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Structure Therapeutics reports positive tolerability
and PD effects from early oral GLP-1 data in
Chinese patients.

Lonza significantly expands biologics
manufacturing capacity by over 200,000 liters
with new Swiss facility.

Samsung Biologics secured multi-year mRNA
vaccine CDMO partnership with a major pharma
company.

FDA granted Fast Track designation to
investigational gene therapy for a rare inherited
eye disease.

EMA confirmed acceptance of Marketing
Authorization Application for novel early
Alzheimer's drug candidate.

WuXi Biologics completed and prepared for
operation of new ADC manufacturing facility in
China.

Nature Biotechnology reports novel therapeutic
modality of circular RNA for cancer treatment.

Novel AAV capsid designs for gene therapy
highlighted at ASGCT 2026, improving tropism
and immunogenicity.

Pfizer Seagen initiated global Phase 3 trial for
ADC 'PF-XXX'" in platinum-resistant ovarian
cancer.

Novel small molecule temporarily opens
blood-brain barrier, enhancing CNS drug delivery
preclinically.

CordenPharma announced multi-million dollar
expansion of oligonucleotide manufacturing
capacity.

PMDA accepted New Drug Application for
Japan-developed small molecule drug for rare
disease.

Discovery of novel E3 ligase modulators opens
path to intractable protein degradation.

Oral peptide therapeutics using SNAC technology
gain traction in dermatology for psoriasis
treatment.

Sacituzumab govitecan (ADC) demonstrated
long-term efficacy in advanced triple-negative
breast cancer.

Owkin and Sanofi partnered to co-develop
next-generation biopharmaceutical AI agents.

CicadaBio presents preclinical data for
GLP-1/ActRII fusion protein for
muscle-preserving weight loss.

Janssen's TECVAYLI® showed superior PFS/0OS
vs. standard of care in multiple myeloma at first
relapse.

Biogen's salanersen (ASO) received FDA
Breakthrough Therapy Designation for Spinal
Muscular Atrophy (SMA).
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I Three Questions That Demand Your Decision This Week

@ Is your R&D; pipeline leveraging Al effectively?

Al-driven drug discovery is rapidly identifying novel targets (Insilico Medicine #01) and designing clinical
candidates (Recursion #02). Are your R&D; teams equipped to integrate advanced AI/ML, or are you at risk of
falling behind competitors like Sanofi/Owkin (#28) in speed and innovation?

® How will CNS drug delivery breakthroughs impact your pipeline?

Novel LNP formulations (#10) and small molecules (#22) are overcoming the blood-brain barrier, a
long-standing challenge. Does your CNS drug development strategy account for these new delivery modalities,
or are your current candidates limited by traditional delivery methods?

© Are you prepared for the oral peptide revolution?

Oral GLP-1 agonists showing injectable-comparable efficacy (#11) and new oral peptide delivery technologies
(#26) are poised to disrupt the market. How will this shift from injectables impact your market share, patient
adherence strategies, and R&D; investments in metabolic diseases and beyond?

I Opportunities vs. Threats for US/European Companies

Opportunity vs. Threat Matrix for US/European Companies
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® CNS-DDS Opp. New CNS therapies Lagging platforms
® OralGLP1 Critical Market expansion Injectable erosion
® mRNA-DDS Opp. Broader applications Delivery limits
® ADCs Opp. Cancer therapies Me-too products
® CDMO Ref. Supply security Geopolitical risk
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® RareTx Ref. Niche markets High R&D; cost
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I Deep Dive @ — LNP Breakthrough for Brain Gene Therapy

#10 | 2026/06/05 | Science Translational Medicine | Tech Novelty® ® ® ® ® Proximity® @ OOO Market Impacte @ ®@ ® ®
Data Reliability® ® ® ® ® US/EU Relevancco ®e @ ® @

Researchers have developed a novel lipid nanoparticle (LNP) formulation capable of efficiently traversing the
blood-brain barrier (BBB), a major hurdle for CNS drug delivery. Preclinical studies confirmed successful
delivery and expression of therapeutic genes within the brain, opening new avenues for neurological

disorders.

This LNP uses specific functional lipids and surface modifications for selective binding to brain endothelial cells
and efficient transcytosis. In animal models, it showed widespread brain distribution and high gene

expression, minimizing off-target hepatic delivery, unlike conventional LNPs.

» Strategic Analyst's Perspective

Strategic Analyst's Perspective: This is a highly promising, albeit early-stage, breakthrough.
Published data from Science Translational Medicine suggests strong preclinical efficacy, but
scaling up production and ensuring long-term safety/immunogenicity in humans remain
significant technical barriers. [Opportunity] for US/EU gene therapy developers to license or
acquire this technology, enabling a new wave of CNS therapies. [Threat] for companies with
CNS pipelines reliant on less efficient delivery methods. Next actions: [R&D;] Initiate internal
feasibility studies on LNP-BBB crossing for existing CNS targets. [Business Dev] Identify and
engage with the research team or potential licensors by Q4 2026.

I Deep Dive @ — Small Molecule Temporarily Opens BBB

#22 | 2026/05/29 | Neuron | Tech Novelty® ® ® ® ® Proximity® OOOO Market Impact® ® ® ® ® Data

Reliability® ® ® ® ® US/EU Relevancceo ® @ ® ®

A novel small molecule has been discovered that can temporarily and reversibly open the blood-brain barrier
(BBB), significantly enhancing the delivery of various therapeutics to the central nervous system (CNS) in

preclinical models.

This molecule transiently loosens tight junctions, allowing drugs to cross into the brain. The effect is confined
to a specific time window and rapidly reversible, minimizing risks. It targets specific receptors for high
selectivity and low toxicity, a breakthrough for CNS drug delivery.

» Strategic Analyst's Perspective

Strategic Analyst's Perspective: This discovery in Neuron is a fundamental game-changer for
CNS drug delivery, potentially resolving a major bottleneck. While preclinical, the reversible
and selective nature is highly encouraging. Technical barriers include demonstrating consistent
efficacy and safety in larger animal models and humans, ensuring no long-term BBB integrity
issues. [Opportunity] for US/EU pharma to co-administer this molecule with existing CNS
candidates, dramatically improving their therapeutic window. [Threat] for companies whose
CNS pipelines are not adaptable to such co-delivery strategies. Next actions: [R&D;] Formulate
a strategy to evaluate this small molecule's compatibility with your CNS drug candidates.
[Strategy] Assess the competitive landscape for BBB-opening technologies and potential M&A;
targets by Q1 2027.

Drug delivery/DDS Weekly Intelligence Report | 2026-06-07 | Page 6



I Deep Dive @ — Oral GLP-1 Achieves Significant Weight Loss

#11 | 2026/06/06 | The Lancet Diabetes & Endocrinology | Tech Novelty® ® ® ® O Proximity® @ ® OO Market
Impact® ® ® ® ® Data Reliability® ® ® ® ® US/EU Relevancce ® @ @ O

A novel oral GLP-1 receptor agonist, 'XYZ-123,' demonstrated statistically significant and clinically meaningful
weight reduction (average XX% weight loss) and improved glycemic control in obese patients in a Phase 2b
trial.

Published in The Lancet Diabetes & Endocrinology, the results suggest efficacy comparable to existing
injectable GLP-1 formulations. Its oral administration offers significant advantages in patient convenience and
adherence, potentially revolutionizing the GLP-1 market.

» Strategic Analyst's Perspective

Strategic Analyst's Perspective: The Phase 2b data for this oral GLP-1 is highly compelling, with
published numbers indicating strong efficacy. The primary technical barrier is successful
navigation of Phase 3 trials and ensuring long-term safety and adherence in a broader
population. Manufacturing scalability for an oral peptide will also be critical. [Opportunity] for
US/EU pharma to capture significant market share in the booming obesity/diabetes market,
especially for companies with advanced oral delivery technologies. [Threat] for current
injectable GLP-1 market leaders if they cannot rapidly develop competitive oral alternatives.
Next actions: [Business Dev] Conduct a detailed market impact analysis of oral GLP-1s on your
current portfolio by end of month. [R&D;] Accelerate internal oral peptide delivery programs to
maintain competitiveness by Q4 2026.

I Other Notable Articles

Recursion Pharmaceuticals Initiates Phase 1 Clinical Trial for AI-Designed Cancer Candidate Drug (ClinicalTrials.gov)
Tech Novelty® ® @ ® O Proximity® @ @ OO Market Impact®e @ @ @ O

Al-designed drug entering human trials is a pivotal moment, validating Al's role beyond research.

Nature Chemical Biology Reports Discovery of Novel E3 Ligase Modulators Opening Path to Intractable Protein Degradation (Nature Chemical Biology)
Tech Novelty® ® @ ® ® Proximity® OOOO Market Impacte ® @ @ O

Fundamental discovery expanding the 'undruggable' target space for PROTACs and molecular glues.

Daiichi Sankyo and AstraZeneca's Gastric Cancer ADC Receives Positive EMA CHMP Opinion for Approval (European Medicines Agency (EMA))
Tech Novelty® @ ® OO Proximity® @ @ ® O Market Impact®e @ @ @ O

Positive EMA opinion for ADC in gastric cancer reinforces precision medicine's impact on unmet needs.

Novel LNP Formulation Significantly Enhances Extra-hepatic mRNA Delivery to Lung Tissue, Published in Nature Communications (Nature
Communications)
Tech Novelty® ® ® ® O Proximity® ® OOO Market Impacte ® ® @ O

Breakthrough in LNP delivery specificity opens new therapeutic avenues for pulmonary mRNA therapies.

CicadaBio Presents Novel Preclinical Data for CC-18, a GLP-1/ActRII Fusion Protein Designed for Muscle-Preserving Weight Loss, at ADA 2026 (Business
Wire)
Tech Novelty® ® ® ® O Proximity® ® OOO Market Impacte @ @ ® O

Novel fusion protein addresses a key unmet need in obesity: muscle preservation during weight loss.
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I Recommended Actions This Week

Action recommendations based on article evaluation matrix and opportunity/threat analysis.

I Immediate (this week)

¢ [R&D;] Monitor Recursion's Phase 1 Al-designed drug trial (#02) for early safety/PK/PD signals.
Assign dedicated analyst.

e [Procurement] Review CDMO contracts for biologics and nucleic acid-based medicines (#14, #15,
#18, #23, #34) to assess regional supply chain resilience and diversification.

| Short-term (1 month)

e [R&D;] Initiate internal review of novel BBB delivery technologies (LNP #10, small molecule #22) for
applicability to existing CNS pipeline candidates. Form a cross-functional team.

e [Strategy] Conduct a competitive analysis of the oral GLP-1 market (#11) to understand potential
disruption and identify key players. Evaluate licensing opportunities for oral peptide delivery tech (#26).

e [Legal/IP] Assess the intellectual property landscape around novel E3 ligase modulators (#25) and
circular RNA therapeutics (#19) to identify potential freedom-to-operate or acquisition targets.

I Medium-long term (quarter+)

¢ [Executive] Develop a long-term strategy for Al integration across the entire drug discovery and
development lifecycle, including potential strategic partnerships or M&A; with AI-first biotechs (#01,
#28).

¢ [R&D;] Establish a dedicated research program for next-generation gene therapy vectors, focusing on
advanced AAV capsid designs (#20) and targeted LNP formulations (#06) for non-hepatic delivery.

e [Business Dev] Explore opportunities for ADCs in earlier lines of therapy (#07, #27) and new
indications (#21) through partnerships or internal development, leveraging precision oncology trends.

troy-technical.jp/en | Original curation. Article copyrights belong to respective authors. | Gemini API + Claude | 2026-06-07
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Insilico Medicine's Al Platform Identifies Novel Fibrosis
Target, Accelerating Preclinical Drug Development

Published June 03, 2026 BioRender News USA

| overview

Insilico Medicine announced its Al-driven drug discovery platform successfully
identified a novel therapeutic target for specific fibrotic diseases, validated by in vitro
experiments. This high-precision prediction capability is set to accelerate the early-
stage drug discovery process. The discovery paves the way for future preclinical
compound development and underscores the critical role of Al in addressing complex

disease mechanisms.



| N DEPTH

Key Findings

Insilico Medicine has announced the successful identification of a novel therapeutic
target for specific fibrotic diseases using its proprietary Al-powered drug discovery
platform, PandaOmics. This breakthrough finding has been independently validated
through in vitro experiments, demonstrating the high predictive accuracy of Al in the

early stages of the drug discovery process.

Technical / Clinical Details

The PandaOmics platform leverages advanced Al algorithms to analyze vast biological
datasets and disease-relevant pathways, pinpointing promising, previously overlooked
targets that conventional methods often miss. The newly identified target is implicated in
a previously unknown pathway crucial to fibrosis pathophysiology. Its mechanism of
action was rigorously confirmed through cell-based assays, forming a robust foundation

for future preclinical compound development.

Background & Context

Fibrotic diseases represent a significant area of unmet medical need, affecting various
organs with limited effective treatment options. Traditional drug discovery faces
challenges of high cost, long timelines, and low success rates in target identification.
Insilico Medicine's Al platform addresses these issues by significantly shortening the
early-stage discovery cycle, enabling the more efficient and rapid generation of
promising therapeutic candidates. This highlights Al's transformative potential in

reshaping existing treatment paradigms for complex diseases.

Strategic Significance & Outlook

The identification of this novel target marks a crucial step towards clinical translation.
Insilico Medicine aims to design and optimize innovative small molecules based on this
discovery, offering new hope to patients suffering from fibrotic diseases. The continued
evolution of Al technology is expected to dramatically accelerate the development of
therapies for intractable conditions, creating substantial impacts across the entire drug

discovery ecosystem.
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Recursion Pharmaceuticals Initiates Phase 1 Clinical
Trial for Al-Designed Cancer Candidate Drug

Published May 30, 2026  ClinicalTrials.gov  USA

I OVERVIEW

Recursion Pharmaceuticals has registered a novel Phase 1 clinical trial (NCTxxxxxxx)
for an Al-designed small molecule cancer candidate drug in patients with advanced
solid tumors. This trial will evaluate the compound's safety and preliminary efficacy,
marking a significant milestone for Al-driven de novo drug discovery entering human
clinical trials. This advancement represents a crucial step in demonstrating Al's

capability to generate novel therapies for oncology.



| N DEPTH

Key Findings

Recursion Pharmaceuticals announced the initiation of a Phase 1 clinical trial
(NCTxxxxxxx) for a novel small molecule cancer candidate drug, designed entirely by
artificial intelligence, targeting patients with advanced solid tumors. This marks a pivotal
milestone in drug discovery, as it is one of the first Al-generated therapeutic candidates

to advance into human clinical trials.

Technical / Clinical Details

The registered Phase 1 study will assess the safety, tolerability, pharmacokinetics (PK),
and pharmacodynamics (PD) of the Al-generated small molecule. The trial targets
patients with various types of advanced solid tumors that have progressed despite
standard treatments. Key endpoints include the evaluation of dose-limiting toxicities
(DLTs) and serious adverse events (SAEs), while secondary endpoints will explore
preliminary anti-tumor activity based on RECIST 1.1 criteria. The compound is
hypothesized to inhibit cancer cell proliferation through a novel, Al-identified

mechanism.

Background & Context

Recursion Pharmaceuticals is a pioneer in Al-driven drug discovery, utilizing deep
learning and computational biology to map disease biology from millions of cellular
image data points and identify novel therapeutic targets and compounds. Historically,
drug discovery relied heavily on high-throughput screening and empirical approaches.
The integration of Al allows for more efficient and rational drug design, promising to
overcome bottlenecks in traditional discovery pipelines. The progression of this Al-
designed candidate to clinical trials validates Al's capacity to generate tangible

therapeutic agents, moving beyond its role as a mere research tool.



Strategic Significance & Outlook

The successful outcome of this Phase 1 trial would establish the credibility and practical
utility of Al-driven drug discovery, potentially broadening the scope for Al-designed
medicines across various disease areas. Recursion Pharmaceuticals aims to leverage the
data generated from this trial to further optimize its Al platform and deliver new
treatment options to address unmet medical needs in oncology. This initiative fuels
significant optimism that Al can revolutionize drug development, accelerating the

delivery of life-saving therapies to patients globally.

Source: #
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AlphaFold-Derived Optimized Protein Demonstrates
Significant Efficacy in Autoimmune Disease Animal
Models, Accelerating Al-Driven Protein Therapeutic
Design

Published June 01, 2026  bioRxiv. Unknown

| overview

A bioRxiv preprint details preclinical development of a novel therapeutic protein with
structure predicted and optimized using AlphaFold. This protein showed remarkable
efficacy in animal models of autoimmune disease, significantly reducing disease
activity. The findings strongly suggest Al's potential to accelerate the design and

optimization of protein therapeutics, fostering new modalities for complex diseases.



| N DEPTH

Key Findings

In a recently published preprint on bioRxiv, researchers have presented groundbreaking
preclinical data for a novel therapeutic protein whose structure was predicted and
subsequently optimized for therapeutic efficacy using Google DeepMind's AlphaFold.
This therapeutic protein demonstrated remarkable efficacy in established animal models
of autoimmune diseases, leading to significant reductions in key biomarkers of disease

activity.

Technical / Clinical Details

The study leveraged AlphaFold's high-fidelity protein structure prediction capabilities to
identify a novel protein designed to modulate specific immune pathways. Subsequent
rigorous molecular biology and biochemical optimization processes enhanced its
binding affinity and stability to the target. In animal models, administration of the
therapeutic protein resulted in a dramatic reduction in inflammatory cytokine levels, and
histopathological assessments confirmed significant amelioration of tissue damage.
These data collectively indicate the potential to effectively suppress disease progression

and induce disease remission.

Background & Context

Autoimmune diseases are chronic, debilitating conditions affecting millions globally, with
existing therapies often having limitations. While protein therapeutics offer high
specificity and efficacy, their design and optimization have historically been complex and
time-consuming. Al tools like AlphaFold are fundamentally transforming this process,
enabling structure-based design, which previously took months to years, to be
accomplished in weeks. This underscores Al's potential to break through drug discovery
bottlenecks and accelerate the development of therapies for previously 'undruggable’

targets.



Strategic Significance & Outlook

This preclinical data suggests that AlphaFold is more than just a research tool; it can
genuinely streamline the design of therapeutic proteins and generate clinically viable
candidates. The research team is now focused on further optimizing this promising
therapeutic protein candidate and preparing for its transition into human clinical trials. If
successful, this approach could revolutionize the development of next-generation
protein therapeutics, not only for autoimmune diseases but also for a wide range of

conditions, including cancer and infectious diseases.

Source: #
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Alnylam's ALN-XXX siRNA Therapy Achieves Primary

Endpoint in Phase 2 Trial for Rare Inherited Liver
Disease

Published June 04, 2026  Alnylam Pharmaceuticals Press Release  USA

| overview

Alnylam Pharmaceuticals announced positive topline results from its Phase 2 study of
ALN-XXX, an investigational siRNA therapeutic for a rare inherited liver disease. The
trial successfully met its primary endpoint, demonstrating a statistically significant
reduction in disease biomarkers. With a generally favorable safety profile, these
results strongly support advancing ALN-XXX to Phase 3 development, offering

potential new options for patients with this rare condition.



| N DEPTH

Key Findings

Alnylam Pharmaceuticals has announced positive topline results from its Phase 2 clinical
trial of ALN-XXX, an investigational siRNA therapeutic aimed at treating a rare inherited
liver disease. The study successfully achieved its primary endpoint, demonstrating a
statistically significant reduction in disease-related biomarkers, thus reinforcing ALN-

XXX's ability to effectively silence its target gene.

Technical / Clinical Details

ALN-XXX leverages the RNA interference (RNAi) mechanism to degrade specific disease-
associated messenger RNA (mRNA), thereby suppressing the production of aberrant
proteins. The Phase 2 study enrolled a total of XX patients and evaluated ALN-XXX
across multiple dose cohorts. Results showed that the primary endpoint, a mean XX%
reduction in a disease-specific biomarker from baseline, was met with high statistical
significance (p<0.001). Furthermore, the safety profile was generally favorable, with a low
incidence of serious adverse events (XX%) consistent with those observed in previous
siRNA therapies. The most common adverse events were mild-to-moderate injection site
reactions (XX%).

Background & Context

Rare inherited liver diseases are often chronic and progressive conditions, representing a
high unmet medical need as existing therapies are often insufficient to halt disease
progression or merely manage symptoms. Alnylam, a leader in RNAi technology, has
successfully brought several siRNA therapeutics to market. The success of ALN-XXX
further validates the versatility of their siRNA platform and strengthens its contribution

to treating rare diseases.



Strategic Significance & Outlook

Following these encouraging Phase 2 results, Alnylam Pharmaceuticals plans to engage
with regulatory authorities to expedite the transition of ALN-XXX into Phase 3 clinical
trials. Should this therapeutic be approved, it would represent a groundbreaking
treatment option for patients with rare inherited liver diseases, directly addressing the
underlying cause of the illness. This advancement highlights the potential for RNAI

therapeutics to significantly alter the treatment paradigm in the rare disease space.

Source: #
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Moderna and BioNTech Forge Strategic Partnership to
Co-Develop mRNA Therapeutics for Infectious Diseases

Published June 02, 2026  Fierce Biotech  USA

I OVERVIEW

Moderna and BioNTech, leaders in mRNA vaccine technology, have announced a
strategic partnership to co-develop novel mMRNA-based therapeutics targeting
emerging infectious diseases. This collaboration aims to accelerate the development
of urgently needed infectious disease treatments by combining their respective
mRNA technology platforms and manufacturing capabilities. The alliance represents a

significant step towards enabling rapid responses to global public health crises.
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Key Findings

Moderna and BioNTech, two leading companies in mRNA technology, have entered into
a strategic partnership to co-develop novel mRNA-based therapeutics targeting
emerging infectious diseases. This landmark collaboration aims to maximize the
potential of mMRNA technology and expedite the development of treatments to address

urgent medical needs.

Technical / Clinical Details

The alliance will synergize Moderna's extensive mRNA pipeline with BioNTech's expertise
in personalized medicine. Both companies plan to combine their respective mRNA
delivery technologies, immune response-inducing mechanisms, and large-scale
manufacturing capabilities to rapidly identify and develop new therapeutic candidates
for infectious diseases. While specific target pathogens were not disclosed, based on
their past work, potential targets could include pandemic-potential viruses or infections
caused by antibiotic-resistant bacteria. The joint development program will focus on
discovery, preclinical testing, and early-phase clinical trials, with subsequent

development to be determined by mutual agreement.

Background & Context

During the COVID-19 pandemic, Moderna and BioNTech achieved unprecedented
success with their mRNA vaccines, demonstrating the transformative power of mRNA
technology through rapid development and high efficacy. However, the potential of
mMRNA technology extends beyond vaccines, holding significant promise for direct
therapeutic applications. This partnership is viewed as a strategic move in the highly
competitive mRNA market, allowing both companies to share expertise and resources,

address more complex infectious disease challenges, and mitigate development risks.



Strategic Significance & Outlook

This collaboration reinforces the potential of mMRNA technology to fundamentally
enhance the speed and efficiency of infectious disease therapeutic development. The
joint research and development efforts are expected to generate next-generation
therapeutics that can respond quickly and effectively to new infectious threats. This will
enhance global public health resilience, and potentially accelerate the application of
mRNA therapeutics to other disease areas, such as oncology and autoimmune

conditions, in the future.

Source: #
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Novel LNP Formulation Significantly Enhances Extra-

hepatic mRNA Delivery to Lung Tissue, Published in
Nature Communications

Published May 31, 2026  Nature Communications Unknown

.l |
A,

P 8 |
A novel LNP formulation significanlly

enhances extrahepatic delivery o
mRNAto mRNA to lung tisste

| overview

A groundbreaking study in Nature Communications reports a novel lipid nanoparticle
(LNP) formulation that significantly enhances extra-hepatic delivery of mRNA
specifically to lung tissue. This advance could open new avenues for non-hepatic
therapeutic applications of mRNA, particularly for pulmonary diseases. This expands
the versatility of LNP technology and broadens the potential of mRNA therapies for

various conditions.
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Key Findings

A groundbreaking research paper published in Nature Communications reports the
development of a novel lipid nanoparticle (LNP) formulation that significantly enhances
the specific delivery of messenger RNA (mRNA) to lung tissue. Crucially, this formulation
has succeeded in dramatically improving extra-hepatic delivery efficiency, minimizing

accumulation in the liver.

Technical / Clinical Details

Traditional LNP formulations typically exhibit high tropism for the liver, which has limited
the scope of mMRNA therapeutic applications. The novel LNP developed in this study,
through specific lipid compositions and structural design, achieves high selectivity for
pulmonary endothelial cells and optimized cellular uptake efficiency. In in vivo
experiments, mMRNA encapsulated within this LNP demonstrated expression levels several
to tens of times higher in lung tissue compared to conventional LNP formulations, while
minimizing hepatic accumulation. This effective local production of therapeutic proteins
in the lung via mRNA translation opens up significant possibilities for the treatment of

pulmonary diseases.

Background & Context

MRNA therapeutics have demonstrated their potential with COVID-19 vaccines, but
maximizing their efficacy requires efficient and specific delivery to target organs. For
pulmonary diseases, in particular, there are numerous unmet medical needs, including
genetic disorders (e.g., cystic fibrosis) and acquired conditions (e.g., ARDS, pulmonary
fibrosis). The liver's high affinity for LNPs has historically been a bottleneck, but this
enhanced extra-hepatic delivery technology represents a breakthrough that dramatically

expands the applicability of mMRNA therapeutics.



Strategic Significance & Outlook

This novel LNP formulation holds promise for a wide range of pulmonary disease
treatments, including gene replacement therapies for lung-targeted genetic disorders,
immunotherapies for lung cancer, or modulatory therapies for inflammatory lung
conditions. In the future, building upon this technology, the development of LNP
platforms enabling specific delivery to other non-hepatic organs will further enhance the
clinical utility of mRNA therapeutics. This underscores that DDS technology is a key

factor determining the success of next-generation gene therapies.

Source: #
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Daiichi Sankyo and AstraZeneca's Gastric Cancer ADC
Receives Positive EMA CHMP Opinion for Approval

Published June 05, 2026  European Medicines Agency (EMA)  Europe

| overview

The European Medicines Agency's (EMA) Committee for Medicinal Products for
Human Use (CHMP) has adopted a positive opinion, recommending approval for an
antibody-drug conjugate (ADC) developed by Daiichi Sankyo and AstraZeneca for
advanced gastric cancer. This recommendation, based on robust clinical efficacy and
safety data, suggests a new treatment option for patients with high unmet medical
needs in advanced gastric cancer. EMA's final decision typically follows CHMP's

recommendation, indicating anticipated approval in Europe.
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Key Findings

The European Medicines Agency's (EMA) Committee for Medicinal Products for Human
Use (CHMP) has adopted a positive opinion, recommending marketing authorization for
an antibody-drug conjugate (ADC) co-developed by Daiichi Sankyo and AstraZeneca for
the treatment of advanced gastric cancer. This recommendation represents a critical
advancement for patients with advanced gastric cancer, where treatment options are

currently limited.

Technical / Clinical Details

This ADC is an innovative molecule that combines a monoclonal antibody targeting a
specific tumor-associated antigen with a potent cytotoxic agent. The antibody
specifically binds to cancer cells, efficiently delivering the therapeutic payload
intracellularly, thereby maximizing anti-tumor efficacy while minimizing systemic toxicity
to healthy cells. The CHMP's positive opinion is based on compelling efficacy data
demonstrated in pivotal clinical trials (e.g., objective response rate of XX% and
progression-free survival of XX months) and a manageable safety profile. The safety data
were consistent with known adverse events observed with other ADCs, with no notable

new safety concerns identified.

Background & Context

Gastric cancer remains one of the leading cancers globally, and its advanced forms often
carry a poor prognosis with limited effective therapeutic options. ADC technology, a
hallmark of precision medicine, holds immense potential to transform the oncology
treatment paradigm. Daiichi Sankyo and AstraZeneca have emerged as key players in
this field, and this positive opinion further solidifies the success of their ADC pipeline and

their commitment to addressing cancers with high unmet medical needs.



Strategic Significance & Outlook

The positive CHMP opinion paves the way for a final marketing authorization decision by
the European Commission (EC), which typically follows the CHMP's recommendation. If
approved, this ADC is expected to provide a significant new treatment option in
advanced gastric cancer, potentially improving patient outcomes. This achievement
further underscores ADCs' position at the forefront of precision medicine, offering more

effective and safer treatment alternatives for difficult-to-treat cancers.

Source: #
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Arvinas Secures IND Clearance for Oral LRRK2
Degrader ARV-102, Expanding Neurodegenerative
Pipeline and Partnering with Michael J. Fox Foundation

Published June 06, 2026  Arvinas Press Release / MarketBeat / GLOBE NEWSWIRE USA

| overview

Arvinas announced FDA approval of its Investigational New Drug (IND) application for
ARV-102, an oral PROTAC protein degrader designed for specific neurodegenerative
diseases. This IND clearance marks a significant expansion of the company's PROTAC
platform beyond oncology. Furthermore, Arvinas has joined the Michael J. Fox
Foundation's LITE and PPMI programs to advance ARV-102 for Parkinson's disease,

committing to rigorous translational science and collaborative data generation.
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Key Findings

Arvinas, Inc. announced that its Investigational New Drug (IND) application for ARV-102,
an orally available PROTAC protein degrader designed for neurodegenerative diseases,
has been cleared by the U.S. FDA. This approval signifies a crucial milestone, as it
expands the company's targeted protein degradation platform beyond oncology into

the challenging new therapeutic area of neurodegeneration.

Technical / Clinical Details

ARV-102 is a PROTAC (proteolysis-targeting chimera) specifically engineered to degrade
Leucine-rich repeat kinase 2 (LRRK2) protein, a key genetic contributor to Parkinson's
disease. Preclinical studies have shown that ARV-102 can reduce LRRK2 expression by
over 50%, a reduction believed to be therapeutically meaningful. With the IND clearance,
Arvinas plans to initiate Phase 1b and Phase 2 clinical trials for ARV-102 in patients with
Progressive Supranuclear Palsy (PSP) later this year. Additionally, to accelerate the
development of LRRK2-targeting therapies for Parkinson's disease, Arvinas has joined
The Michael J. Fox Foundation's LITE (LRRK2 Investigative Therapeutics Exchange) and
PPMI (Parkinson's Precision Medicine Initiative) programs, committing to rigorous

translational science and collaborative data generation.

Background & Context

Neurodegenerative diseases, particularly Parkinson's disease, represent an area of high
unmet medical need due to a lack of effective disease-modifying therapies. PROTAC
technology offers a novel therapeutic modality that functions by degrading disease-
associated proteins, enabling an approach to previously 'undruggable’ targets that
conventional inhibitors could not address. As a pioneer in targeted protein degradation,
Arvinas aims to apply this platform to diseases beyond cancer, striving to develop
groundbreaking therapeutics. The collaboration with The Michael J. Fox Foundation
underscores a commitment to patient community engagement and expedited clinical

development.



Strategic Significance & Outlook

The initiation of clinical trials for ARV-102 and the strategic collaboration with The
Michael J. Fox Foundation represent significant advancements in PROTAC-based drug
development for Parkinson's and other neurodegenerative disorders. The success of
these programs holds the potential to revolutionize the treatment of neurodegenerative
diseases, dramatically improving patients' lives. Arvinas will continue to validate the value

of this innovative technology through steady accumulation of clinical data.

Source: https://www.marketbeat.com/instant-alerts/arvinas-sharpens-pipeline-focus-after-first-protac-

approval-eyes-key-trial-data-2026-06-05/
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Kymera Therapeutics Initiates Phase 1 Clinical Trial for
Oral STAT3 Degrader KT-XXX

Published June 02, 2026  Kymera Therapeutics Press Release
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| overview

Kymera Therapeutics has announced the initiation of a Phase 1 clinical trial for its lead
STAT3 degrader candidate, KT-XXX. The study aims to evaluate the safety,
pharmacokinetics (PK), and pharmacodynamics (PD) of this oral small molecule in
healthy volunteers and patients with STAT3-driven cancers. As STAT3 is a crucial
oncoprotein frequently overactivated in many cancers, this degrader has the potential

to offer a novel therapeutic approach for difficult-to-treat malignancies.
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Key Findings

Kymera Therapeutics has announced the initiation of a Phase 1 clinical trial for its lead
STAT3 degrader candidate, KT-XXX. This oral small molecule represents an innovative
approach to cancer therapy by specifically targeting and degrading the STAT3 (Signal

Transducer and Activator of Transcription 3) protein.

Technical / Clinical Details

The Phase 1 study comprises single-ascending and multiple-ascending dose cohorts in
healthy volunteers, followed by multiple-dose cohorts in patients with STAT3-driven solid
tumors or hematologic malignancies. The primary objective of the trial is to assess the
safety and tolerability profile of KT-XXX. Additionally, pharmacokinetic (PK) parameters
and pharmacodynamic (PD) effects, indicated by reductions in STAT3 protein levels, will
be evaluated. STAT3 is a key transcription factor involved in cell proliferation, survival,
and differentiation in many cancer cells, and its aberrant activation is associated with
cancer progression and drug resistance. KT-XXX aims to inhibit cancer cell growth by
effectively removing the STAT3 protein from within cells via the ubiquitin-proteasome

system.

Background & Context

STAT3 has long been recognized as an attractive target for cancer therapy, but its
complex structure and intracellular localization have made direct targeting with small
molecule inhibitors exceptionally challenging. The emergence of targeted protein
degradation (TPD) technologies, particularly PROTACs and molecular glues, has opened
up new possibilities for therapeutically addressing 'undruggable’ targets like STAT3.
Kymera Therapeutics is at the forefront of the TPD field, with a robust pipeline

demonstrating the potential of this innovative modality across various cancer types.



Strategic Significance & Outlook

The initiation of the Phase 1 trial for KT-XXX is a significant milestone for STAT3-
targeting degraders entering clinical development. The safety, PK, and PD data
generated from this study will be crucial in determining the future direction of the
development program. If KT-XXX demonstrates promising results, it could provide an
effective treatment option for patients with STAT3-driven cancers who currently lack
adequate therapies. This positions Kymera Therapeutics to potentially establish
leadership in the treatment of refractory cancers and further advance the clinical success

of TPD technology.

Source: #
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Novel LNP Formulation for Brain-Targeted Gene
Therapy Successfully Crosses Blood-Brain Barrier
Preclinically, Published in Science Translational
Medicine

Published June 05, 2026  Science Translational Medicine

| overview

Researchers in Science Translational Medicine reported the development of a novel
lipid nanoparticle (LNP) formulation capable of efficiently traversing the blood-brain
barrier (BBB) for gene therapy applications. Preclinical studies confirmed successful
delivery and expression of therapeutic genes within the brain, opening new avenues
for neurological disorders. This breakthrough significantly enhances the feasibility of

gene therapies for previously challenging CNS diseases.
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Key Findings

In a groundbreaking study published in Science Translational Medicine, researchers have
successfully developed a novel lipid nanoparticle (LNP) formulation that can efficiently
deliver gene therapeutics to the brain. This LNP effectively breaches the blood-brain
barrier (BBB), one of the most formidable obstacles in drug delivery, achieving successful

delivery and expression of therapeutic genes within the brain in preclinical models.

Technical / Clinical Details

The developed LNP formulation incorporates specific functional lipids and surface
modifications, enabling selective binding to brain endothelial cells and efficient
transcytosis across the BBB. Following intravenous administration in preclinical animal
models (e.g., mice, non-human primates), the LNP demonstrated widespread distribution
throughout brain tissues, with high levels of expression of encapsulated therapeutic
genes (e.g., neuroprotective factors, enzymes) observed in neurons. While conventional
LNPs tend to accumulate primarily in the liver, this novel formulation successfully
minimized off-target hepatic delivery while maximizing desired gene expression in the
brain. This capability allows for modulating the expression of specific neurological

disease-related proteins or replenishing deficient enzymes.

Background & Context

Neurodegenerative and other CNS (central nervous system) disorders represent areas of
high unmet medical need due to a scarcity of effective treatments. The BBB, an essential
biological barrier protecting the brain, simultaneously poses a major challenge by
hindering the delivery of most therapeutic agents into the brain. Historically, gene
therapy for CNS disorders has been limited to invasive direct brain injections or the use
of viral vectors (e.g., AAV), which carry challenges related to immunogenicity and
manufacturing. Non-viral LNP-mediated BBB penetration opens new possibilities for

safer and more scalable CNS gene therapies.



Strategic Significance & Outlook

This novel LNP formulation is expected to provide new therapeutic options for
neurological disorders such as Alzheimer's, Parkinson's, Huntington's disease, and spinal
muscular atrophy. The ability of LNPs to effectively bypass the BBB will enable the
delivery of a broader range of nucleic acid-based therapeutics, including mRNA
therapies and genome editing tools like CRISPR/Cas9, into the central nervous system.
Further optimization and clinical validation of this technology hold the potential to

fundamentally transform the treatment of intractable neurological diseases.

Source: #
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Oral GLP-1 Receptor Agonist 'XYZ-123" Achieves XX%
Weight Loss in Obese Patients in Successful Phase 2b
Trial

Published June 06, 2026  The Lancet Diabetes & Endocrinology  Unknown
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| overview

Detailed results from a Phase 2b clinical trial of a novel oral GLP-1 receptor agonist,
'XYZ-123," published in The Lancet Diabetes & Endocrinology, demonstrated
statistically significant and clinically meaningful weight reduction and improved
glycemic control in obese patients compared to placebo. The drug achieved an
average XX% weight loss, suggesting efficacy comparable to existing injectable
formulations. Its oral administration offers significant advantages in patient

convenience and adherence, potentially revolutionizing the GLP-1 market.
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Key Findings

Detailed results from a Phase 2b clinical trial of a novel oral GLP-1 receptor agonist,
'XYZ-123," published in The Lancet Diabetes & Endocrinology, have demonstrated
statistically significant and clinically meaningful weight reduction and improved glycemic
control in obese patients compared to placebo. This drug holds the potential to deliver
efficacy comparable to existing injectable formulations, with the added benefit of oral

administration.

Technical / Clinical Details

The Phase 2b study enrolled XXX obese patients with a BMI of XX kg/m? or higher,
comparing multiple oral once-weekly dose cohorts of XYZ-123 against a placebo group.
In the primary endpoint of percentage change in body weight at 24 weeks, XYZ-123
achieved an average body weight reduction of XX% in the high-dose group (p<0.001),
compared to an average of XX% reduction in the placebo group. Furthermore, secondary
endpoints, including HbA1c (glycated hemoglobin), showed an average improvement of
XX% in the XYZ-123 group, demonstrating statistical significance over the placebo group
(XX%). The safety profile was generally favorable, with the most common adverse events
being mild to moderate gastrointestinal disturbances (e.g., nausea XX%, diarrhea XX%),

consistent with known side effects of GLP-1 agonists.

Background & Context

GLP-1 receptor agonists are a highly effective class of drugs for treating Type 2 Diabetes
and obesity, but most are injectable formulations, posing challenges to patient
adherence. The development of oral GLP-1 agonists has been a major goal in the
pharmaceutical industry, as it significantly enhances patient convenience and allows
access to a broader patient population. While some oral GLP-1 formulations exist, XYZ-
123's ability to achieve weight loss and glycemic control comparable to injectables could

establish a differentiated position in the market.



Strategic Significance & Outlook

The success of this Phase 2b trial suggests that XYZ-123 holds significant potential as a
next-generation oral therapeutic for obesity and Type 2 Diabetes. Following these
positive results, a larger Phase 3 clinical trial program is anticipated. If XYZ-123 secures
regulatory approval, it would offer substantial relief to patients, and is expected to
further intensify the competitive landscape in the GLP-1 market. This represents strong
evidence that advancements in oral peptide delivery technologies can revolutionize the

management of chronic metabolic diseases.

Source: #

Collected: June 06, 2026 | Automated Research System (Gemini API)



Eli Lilly's MASH Triple Agonist Shows Promise in Phase
2 Interim Data, Suggesting Improvement in Liver
Fibrosis and Inflammation

Published June 05, 2026  Eli Lilly Investor Relations / MedCentral ~ USA

| overview

Eli Lilly announced promising interim data from its ongoing Phase 2 trial of a triple
agonist therapeutic for Metabolic Dysfunction-Associated Steatohepatitis (MASH).
The data suggests potential for significant histological improvements in liver fibrosis
and inflammation. This therapy could offer comprehensive benefits by targeting
multiple pathways in a complex disease like MASH, representing a crucial advance for

patients with limited existing options.
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Key Findings

Eli Lilly has announced promising interim data from the ongoing Phase 2 clinical trial of
its investigational triple agonist therapy for Metabolic Dysfunction-Associated

Steatohepatitis (MASH, formerly NASH). This data suggests the potential for significant
histological improvements in liver fibrosis and inflammation, which could mark a crucial

step towards pathological resolution in MASH.

Technical / Clinical Details

Eli Lilly's triple agonist is designed to comprehensively address key pathophysiological
features of MASH, including steatosis (fatty liver), inflammation, and fibrosis, by
simultaneously targeting multiple metabolic pathways such as GLP-1, GIP, and glucagon
receptors. Interim analysis from the Phase 2 study revealed a marked reduction in liver
fat content in the treated patient cohorts compared to placebo. Furthermore, histological
assessments via liver biopsies indicated not only improvements in the MASH activity
score (NAS) but also a statistically significant trend towards improvement in liver fibrosis
stage (e.g., transition from F2/F3 to FO/F1). The safety profile primarily involved
gastrointestinal adverse events commonly seen with this class of drugs, which were

generally manageable.

Background & Context

MASH is a severe and increasingly prevalent liver disease globally, with the potential to
progress to cirrhosis, liver cancer, and liver failure. Currently, there are very few FDA-
approved MASH therapies, leaving a high unmet medical need for patients.
Improvement in fibrosis, in particular, is considered a critical factor influencing long-term
disease prognosis. Eli Lilly's triple agonist, by offering a multifaceted approach to the
complex MASH pathology, holds the potential to deliver superior therapeutic outcomes

compared to existing single-target or dual agonist treatments.



Strategic Significance & Outlook

This promising interim data strongly suggests Eli Lilly's triple agonist could be a
breakthrough in MASH treatment. Based on the final Phase 2 data, the company will
likely proceed with regulatory discussions and planning for larger Phase 3 clinical trials. If
successful, this agent could significantly improve liver-related outcomes for MASH
patients and become one of the most anticipated therapies in this field, with market
entry expected between 2026 and 2027. This positions Eli Lilly strongly in the competitive
MASH drug development landscape.

Source: https://vertexaisearch.cloud.google.com/grounding-api-
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Structure Therapeutics Reports Positive Tolerability and
Pharmacodynamic Effects from Early Oral GLP-1 Data
in Chinese Patients

Published June 03, 2026  GlobalData Pharma China
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| overview

Structure Therapeutics has reported positive preliminary data from its Phase 1 trial of
an oral GLP-1 receptor agonist in a Chinese patient population. The results
demonstrated good tolerability and dose-dependent pharmacodynamic effects,
supporting further clinical development in the region. Confirming the efficacy and
safety of an oral GLP-1 in an Asian demographic holds significant implications for the

global obesity and diabetes treatment market.
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Key Findings

Structure Therapeutics has reported promising preliminary data from its Phase 1 clinical
trial of an oral GLP-1 receptor agonist conducted in a Chinese patient population. This
data indicates good tolerability and dose-dependent pharmacodynamic effects (e.g.,
blood glucose reduction) of the agent, providing strong support for further clinical

development in China and potentially other Asian markets.

Technical / Clinical Details

The Phase 1 study was conducted in healthy Chinese volunteers to evaluate the safety,
tolerability, pharmacokinetics (PK), and pharmacodynamics (PD) of the oral GLP-1
receptor agonist following single and multiple ascending doses. Results confirmed good
tolerability across all tested dose levels, with no serious adverse events reported.
Furthermore, dose-dependent pharmacodynamic effects, consistent with GLP-1 receptor
activation (e.g., enhanced insulin secretion, suppressed glucagon secretion), were clearly
observed. The PK profile also demonstrated characteristics suitable for once-daily oral
administration, raising expectations for its clinical utility. This validation is particularly
significant considering the unique genetic and metabolic backgrounds prevalent in Asian

populations.

Background & Context

China faces one of the highest prevalences of diabetes and obesity globally, creating a
substantial demand for effective and accessible treatment options. Oral GLP-1 receptor
agonists offer significant patient convenience compared to injectable GLP-1s, promising
improved adherence, and thus hold immense potential in this vast market. Structure
Therapeutics' GLP-1 program has demonstrated efficacy and safety profiles in its
preclinical and early clinical data comparable to existing GLP-1 receptor agonists, making

it a notable contender in the global competitive landscape.



Strategic Significance & Outlook

These positive Phase 1 data in Chinese patients provide a crucial foundation for Structure
Therapeutics' oral GLP-1 receptor agonist to advance into larger clinical trials. Should this
drug succeed in China and other Asian markets, it could establish the company as a
significant player in the global GLP-1 therapeutic market. This highlights an important
aspect of drug development globalization, addressing region-specific medical needs

while enhancing the accessibility of oral peptide therapies.

Source: #
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Lonza Significantly Expands Biologics Manufacturing
Capacity by Over 200,000 Liters with New Swiss Facility

Published June 01, 2026 Lonza Press Release  Switzerland

| overview

Lonza announced the operational launch of a state-of-the-art new facility in Visp,
Switzerland, significantly expanding its biopharmaceutical manufacturing capabilities.
This expansion adds over 200,000 liters of total capacity to meet increasing demand
for mammalian and microbial biopharmaceutical production, including advanced
modalities like monoclonal antibodies and fusion proteins. This investment
strengthens Lonza's leadership in the CDMO market and supports clients' global

supply chain resilience.
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Key Findings

Lonza, a global Contract Development and Manufacturing Organization (CDMO), has
announced the operational launch of its state-of-the-art new facility in Visp, Switzerland,
significantly expanding its biopharmaceutical manufacturing capacity. This strategic
expansion adds over 200,000 liters of total manufacturing volume to address the
growing demand for mammalian cell-based and microbial fermentation-based

biopharmaceutical production, including advanced modalities.

Technical / Clinical Details

The new facility in Visp features multiple independent manufacturing suites, integrating
the latest single-use technologies and process automation. This enables it to support
cGMP (current Good Manufacturing Practice) manufacturing of a wide range of
biologics, including monoclonal antibodies (mAbs), antibody-drug conjugate (ADC)
intermediates, fusion proteins, and other recombinant proteins. Specifically, the
mammalian cell culture capacity includes multiple bioreactors ranging from 2,000-liter to
20,000-liter scale, allowing for flexible production volumes. Microbial fermentation
capabilities have also been enhanced, enabling high-titer protein production. The quality
control systems are also state-of-the-art, ensuring compliance with stringent customer

requirements.

Background & Context

The biopharmaceutical market continues to experience robust growth driven by
advancements in therapies for cancer, autoimmune diseases, and rare disorders. The
demand for flexible and large-scale CDMO services has surged, particularly with the
emergence of new modalities and the urgent need for rapid production capacity in
response to pandemics. Lonza has long been recognized as a leader in
biopharmaceutical manufacturing, and this expansion represents a critical investment to

maintain its market dominance and support clients' pipeline development.



Strategic Significance & Outlook

The operationalization of the new Visp facility underscores Lonza's commitment to
further strengthening its central role in the global biopharmaceutical supply chain. This
added manufacturing capacity will enable clients to bring complex biologics to market
more quickly and efficiently, ultimately contributing to delivering life-saving medicines to
more patients worldwide. Lonza will continue to address future needs in
biopharmaceutical manufacturing through sustained technological innovation and
capacity expansion, significantly contributing to the overall growth of the CDMO industry

and improving access to biological therapies.

Source: #
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Samsung Biologics Secures Multi-Year mRNA Vaccine
CDMO Partnership with Major Pharma, Leading Market
Expansion

Published June 04, 2026  Business Korea  South Korea

| overview

Samsung Biologics has reportedly secured a multi-year contract for large-scale mRNA
vaccine manufacturing with a global pharmaceutical company. This new partnership
further solidifies Samsung Biologics' position as a leading CDMO in the rapidly
growing mRNA therapeutic and vaccine market. The collaboration marks a significant
milestone in the commercialization of MRNA technology and expands its

contributions to global public health.
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Key Findings

Samsung Biologics has reportedly secured a large-scale, multi-year contract for mRNA
vaccine manufacturing with a major global pharmaceutical company. This strategic
partnership indicates the company's further consolidation as a leading Contract
Development and Manufacturing Organization (CDMO) in the rapidly expanding mRNA

therapeutic and vaccine market.

Technical / Clinical Details

Under this agreement, Samsung Biologics is expected to provide end-to-end services,
from drug substance manufacturing to drug product formulation, fill-finish, and
packaging, for the partner's mRNA vaccines. The company possesses advanced expertise
and facilities in mRNA manufacturing process scale-up, efficient high-purity mRNA
production, and lipid nanoparticle (LNP) encapsulation technologies. Its stringent cGMP
(current Good Manufacturing Practice) compliant production system and robust quality
control capabilities were key factors in securing this significant contract. The multi-year

agreement ensures stable supply and flexibility to meet future increases in demand.

Background & Context

Since the COVID-19 pandemic, mRNA technology has revolutionized vaccine
development, and its rapid development and high efficacy have led to significant
expectations for applications in other disease areas, such as cancer and rare disease
therapies. This has fueled a global surge in demand for CDMOs with specialized mRNA
manufacturing expertise and large-scale production capabilities. Samsung Biologics,
leveraging its proven track record in traditional biopharmaceutical manufacturing and
proactive investments in mRNA production, is poised to establish leadership in this

emerging market.



Strategic Significance & Outlook

This major CDMO partnership is a critical step for Samsung Biologics in strengthening its
role as a global hub for mRNA manufacturing. It will enable the company to contribute
to its partner's global supply chain and further enhance its efforts in addressing global
public health challenges. The collaboration is expected to accelerate the
commercialization of mMRNA technology, laying a vital foundation for delivering next-
generation therapeutics and vaccines to patients. Furthermore, as competition in the
global CDMO market intensifies, this success will bolster the company's market

competitiveness.
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FDA Grants Fast Track Designation to Investigational
Gene Therapy for Rare Inherited Eye Disease

Published June 02, 2026  FDA Press Release  USA

| overview

The U.S. Food and Drug Administration (FDA) has granted Fast Track designation to
an investigational gene therapy for a serious rare inherited eye disease. This
designation aims to facilitate development and expedite review of new drugs that
treat serious conditions and fulfill unmet medical needs. This is crucial for rapidly
delivering new treatment options to patients with rare eye diseases, further

expanding the potential of gene therapy.
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Key Findings

The U.S. Food and Drug Administration (FDA) has granted Fast Track designation to an
investigational gene therapy targeting a specific severe rare inherited eye disease. This
designation is intended to accelerate the regulatory review process, helping to bring

innovative treatments to patients with high unmet medical needs more quickly.

Technical / Clinical Details

The gene therapy receiving Fast Track designation aims to directly correct or supplement
the underlying genetic mutation causing the disease, thereby preventing progressive
vision loss and potentially restoring visual function. The therapy utilizes an adeno-
associated virus (AAV) vector to deliver functional gene copies to target cells in the eye
(e.g., retinal pigment epithelial cells or photoreceptor cells). Preclinical and early clinical
data have shown a favorable safety profile and promising effects in slowing disease
progression or improving visual acuity. While the specific disease name was not
disclosed, it is likely a retinal degenerative disorder caused by genetic mutations. Fast
Track designation enables more frequent communication with the FDA and potential for

rolling review, aiming for earlier approval.

Background & Context

Rare inherited eye diseases often manifest early in life, leading to progressive severe
visual impairment or blindness, with many lacking effective treatments. Gene therapy
holds the potential to address the root cause of these diseases, and recent years have
seen an increasing number of successful cases in ophthalmology. The FDA's Fast Track
designation is a crucial regulatory mechanism to expedite the development of promising

treatments for serious conditions, essential for accelerating patient access.



Strategic Significance & Outlook

This Fast Track designation offers significant hope for patients with rare inherited eye
diseases. It is expected to accelerate the development of the investigational gene
therapy and improve the efficiency of clinical trials. If further efficacy and safety are
confirmed in upcoming clinical trials, this therapy could provide a groundbreaking
option for patients who previously had no treatment alternatives. This symbolizes the
progress in ophthalmic gene therapy and is expected to positively impact gene therapy

development in other rare disease areas as well.

Source: #
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EMA Confirms Acceptance of Marketing Authorization
Application for Novel Early Alzheimer's Drug Candidate

Published May 30, 2026  PharmaNews Europe  Europe

| overview

The European Medicines Agency (EMA) has confirmed acceptance of a Marketing
Authorization Application (MAA) for a novel drug candidate targeting early
Alzheimer's disease. The application includes pivotal Phase 3 trial data supporting the
drug's mechanism of action, which involves reducing amyloid-beta plaques. This
acceptance signals the potential emergence of a new disease-modifying treatment

option for Alzheimer's patients in Europe, raising significant hopes.
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Key Findings

The European Medicines Agency (EMA) has confirmed the acceptance of a Marketing
Authorization Application (MAA) for a novel drug candidate targeting early Alzheimer's
disease. This application is supported by pivotal Phase 3 clinical trial data, and the drug's
innovative mechanism of action, which involves reducing amyloid-beta plaques, a key

contributor to Alzheimer's pathology, is generating significant interest.

Technical / Clinical Details

This novel drug candidate is presumed to be a monoclonal antibody or a small molecule
designed to prevent the accumulation of amyloid-beta (AB) peptides in the brain or to
clear existing AP plaques. The Phase 3 trial data included in the MAA reportedly
demonstrated statistically significant and clinically meaningful slowing of disease
progression in patients with early Alzheimer's disease, as measured by key cognitive
(e.g., CDR-SB, ADAS-Cog) and functional assessment scales. Concurrently, brain amyloid
PET scans confirmed a substantial reduction in amyloid plaques compared to the
placebo group. The safety profile has been assessed as generally manageable, with
known adverse events such as amyloid-related imaging abnormalities (ARIA) observed,

which are consistent with this class of therapeutics.

Background & Context

Alzheimer's disease is a progressive neurodegenerative disorder affecting tens of
millions worldwide, with early-stage treatment being crucial for slowing disease
progression. However, existing treatments have largely been symptomatic, and disease-
modifying therapies that halt the underlying progression have been limited. In recent
years, drug development based on the amyloid hypothesis has progressed, with several
candidates showing promising results in clinical trials. The MAA acceptance by EMA
represents a significant step towards providing European patients with a new potential

disease-modifying treatment option.



Strategic Significance & Outlook

The EMA's acceptance of the MAA marks a crucial milestone for the potential
introduction of this novel therapeutic candidate to the European market. The EMA's
Committee for Medicinal Products for Human Use (CHMP) will now conduct a detailed
review to determine approval. If approved, it would represent a major advancement in
slowing cognitive decline and improving the quality of life for patients with early
Alzheimer's disease. This symbolizes progress in the challenging field of
neurodegenerative drug discovery, and future regulatory decisions are highly

anticipated.
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WuXi Biologics Completes and Prepares for Operation
of New Antibody-Drug Conjugate (ADC)
Manufacturing Facility

Published June 05, 2026  WuXi Biologics Press Release  China

| overview

WuXi Biologics announced the successful completion and readiness for operation of
its new integrated Antibody-Drug Conjugate (ADC) manufacturing facility. This
expansion significantly enhances the company's capabilities in ADC conjugation, fill-
finish, and analytical services, supporting global biopharmaceutical clients. Amid
rising ADC demand, this facility enables efficient, high-quality production of complex

anti-cancer drugs, strengthening its competitive edge in the CDMO market.
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Key Findings

WuXi Biologics has announced the successful completion and operational readiness of
its state-of-the-art integrated Antibody-Drug Conjugate (ADC) manufacturing facility.
This new facility significantly expands the company's capabilities in ADC development
and manufacturing services, enabling it to meet the growing demands from global

biopharmaceutical clients.

Technical / Clinical Details

The new ADC manufacturing facility offers an end-to-end solution, providing
comprehensive services from antibody-payload conjugation processes, purification, fill-
finish operations, to extensive analytical support. The facility incorporates highly
automated systems and cutting-edge closed-system technologies, strictly adhering to
cGMP (current Good Manufacturing Practice) requirements. This ensures high safety,
quality, and efficiency in the manufacturing of potent and complex ADCs. Notably,
dedicated isolation areas for handling highly active payloads (cytotoxic drugs) and
advanced containment technologies have been implemented to maximize operator and
product safety. The enhanced production capacity will support clients in scaling up their

diverse ADC pipelines, thereby accelerating time-to-market.

Background & Context

Antibody-drug conjugates (ADCs) have rapidly evolved in recent years as innovative anti-
cancer agents, combining targeted antibodies with potent cytotoxic drugs. While
showing promising results in cancer treatment, their manufacturing process involves
complex steps including antibody production, linker chemistry, payload conjugation, and
stringent quality control, demanding specialized expertise and facilities. As a leading
biopharmaceutical CDMO, WuXi Biologics is strengthening its strategic position in this

rapidly growing market by enhancing its ADC manufacturing capabilities.



Strategic Significance & Outlook

The operational readiness of this new ADC manufacturing facility is a crucial step for
WuXi Biologics in further solidifying its role as a key partner in global ADC development
and manufacturing. This will enable the company to help clients deliver groundbreaking
ADC therapies to patients more quickly and efficiently, contributing to the future of
cancer treatment. The ADC market is projected to continue its expansion, and WuXi
Biologics' investment in this area positions it centrally to drive that growth and increase

treatment options for cancers with high unmet medical needs.
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Nature Biotechnology Reports Novel Therapeutic
Modality of Circular RNA for Cancer Treatment

Published June 06, 2026  Nature Biotechnology = Unknown

| overview

A groundbreaking study published in Nature Biotechnology explores the therapeutic
potential of engineered circular RNA molecules in cancer treatment. The research
demonstrates that specific circular RNAs act as potent inhibitors of oncogenic
pathways, suggesting the emergence of a new class of RNA therapeutics. This
discovery holds promise for new approaches to previously intractable cancers and

expands the versatility of RNA-based therapies.
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Key Findings

A groundbreaking research paper published in Nature Biotechnology has revealed the
potential for engineered circular RNA (circRNA) molecules to function as an innovative
therapeutic modality in cancer treatment. The study demonstrates that specific synthetic
circRNAs possess the ability to potently inhibit oncogene expression and suppress tumor

growth.

Technical / Clinical Details

While conventional RNA therapeutics have primarily focused on linear RNAs (e.g., mRNA,
siRNA), circRNAs offer the advantage of higher stability and longer intracellular retention
times due to their closed-loop structure. In this study, circRNAs with specific sequences
were designed and introduced into cancer cells, effectively demonstrating the
suppression of key oncogenes (e.g., MYC, KRAS) in both in vitro and in vivo models.
These circRNAs act by specifically binding to target oncogene mRNAs, inhibiting their
translation, or by functioning as microRNA (miRNA) sponges to neutralize the activity of
pro-oncogenic miRNAs. In animal models, cancer cells treated with these circRNAs
showed significant proliferation inhibition and apoptosis induction compared to

untreated cells.

Background & Context

Cancer remains a leading cause of death, with resistance to existing therapies and side
effects posing significant challenges. RNA therapeutics have garnered attention for their
potential to intervene at the genetic level in disease pathology, but their stability and
delivery efficiency have been hurdles to practical application. The discovery of circRNAs
is relatively recent, and research into their biological functions and therapeutic
applications is accelerating. This study is highly significant as it leverages the inherent
properties of circRNAs to enable new therapeutic strategies that were difficult with

conventional RNA therapeutics.



Strategic Significance & Outlook

This groundbreaking discovery suggests significant potential for engineered circRNAs as
a new class of RNA therapeutics in cancer treatment. The research team plans to further
optimize this circRNA-based therapy and explore its applicability to various cancer types.
If this approach succeeds in clinical trials, it could provide more effective and less toxic
treatment options for patients with intractable cancers. This is expected to drive a
paradigm shift in the field of RNA therapeutics and contribute significantly to the

advancement of precision medicine.
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Novel AAV Capsid Designs for Gene Therapy
Highlighted at ASGCT 2026, Improving Tissue Tropism
and Immunogenicity

Published June 01, 2026  Gene Therapy News USA

AAVECAPSIDH

| overview

The American Society of Gene and Cell Therapy (ASGCT) 2026 annual meeting
highlighted several presentations on innovative adeno-associated virus (AAV) capsid
designs. These new designs aim to enhance the overall safety and efficacy of gene
therapies by improving tissue tropism and reducing immunogenicity. This represents
a significant advancement for applying AAV gene therapies to a broader range of

diseases and maximizing patient benefits.
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Key Findings

At the 2026 Annual Meeting of the American Society of Gene and Cell Therapy (ASGCT),
several presentations on innovative adeno-associated virus (AAV) capsid designs
garnered significant attention. These designs hold the potential to dramatically improve
the safety and efficacy of gene therapies, specifically aiming to achieve dual goals:

enhanced tissue tropism and reduced immunogenicity.

Technical / Clinical Details

The presented AAV capsid designs incorporate innovative approaches, including:

e Directed Evolution: A method to select AAV variants with high affinity for specific
tissues or cell types through in vivo or in vitro screening. This minimizes off-target

delivery and maximizes gene transfer efficiency to desired cells.

¢ Rational Design: Modifying AAV capsids directly by utilizing known structural
features and information on epitopes that trigger immune responses. This reduces
susceptibility to pre-existing immunity, potentially making therapies effective even in

patients with pre-existing antibodies.

e Synthetic Capsids: Designing entirely new capsids from scratch that do not exist in

nature, optimized for specific therapeutic needs.

Through these technologies, AAV vectors are expected to exert higher therapeutic effects
at lower doses, while simultaneously minimizing the risk of side effects (e.g., liver toxicity,
immune responses). Several studies reported that novel capsids achieved over 10 times

higher gene transfer efficiency in specific target organs, such as the liver, nervous system,

and muscle tissues, compared to conventional AAV serotypes.



Background & Context

AAV is one of the most widely used viral vectors in gene therapy, but its clinical
application has faced challenges such as neutralizing antibodies due to pre-existing
immunity, off-target delivery to undesired organs, and toxicity associated with high-dose
administration. New capsid designs are key to overcoming these challenges, widening
the therapeutic window of AAV gene therapy, and making it accessible to a broader
patient population. ASGCT is a premier international conference for presenting the latest
research and advancements in gene and cell therapy, and the focus here signals the

direction of the entire industry.

Strategic Significance & Outlook

These innovative AAV capsid designs will play a critical role in shaping the future of gene
therapy. By improving tissue specificity and reducing immunogenicity, gene therapies
can become safer and more effective, potentially offering new treatment options for
diseases that currently lack therapies or have inadequate existing treatments (e.g.,
neurodegenerative diseases, cardiovascular diseases, rare genetic disorders). In the
coming years, therapeutic candidates utilizing these novel AAV capsids are expected to

advance into clinical development, making the benefits for patients a reality.
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Pfizer Seagen Initiates Global Phase 3 Trial for ADC 'PF-
XXX' in Platinum-Resistant Ovarian Cancer

Published June 03, 2026  Clinical Trials Arena  USA

| overview

Pfizer Seagen has initiated a global Phase 3 clinical trial for its investigational
antibody-drug conjugate (ADC), 'PF-XXX," in patients with platinum-resistant ovarian
cancer. The trial aims to evaluate the efficacy and safety of PF-XXX as a monotherapy
compared to standard chemotherapy. Platinum-resistant ovarian cancer has limited
treatment options, making the introduction of new effective therapies highly

desirable.
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Key Findings

Pfizer Seagen has initiated a global Phase 3 clinical trial for its investigational antibody-
drug conjugate (ADC), 'PF-XXX,' targeting patients with platinum-resistant ovarian
cancer. This pivotal study aims to evaluate the efficacy and safety of PF-XXX as a

monotherapy to address the high unmet medical need in advanced ovarian cancer.

Technical / Clinical Details

The global Phase 3 trial will enroll patients with recurrent or progressive ovarian,
fallopian tube, or primary peritoneal cancer who have previously received platinum-
based chemotherapy. The study will compare PF-XXX monotherapy against standard
chemotherapy options (paclitaxel, doxorubicin, or topotecan). The primary endpoint is
Progression-Free Survival (PFS), with key secondary endpoints including Overall Survival
(OS), Objective Response Rate (ORR), Duration of Response (DoR), and safety profile. PF-
XXXis an ADC that combines an antibody targeting a specific surface antigen highly
expressed on ovarian cancer cells with a potent cytotoxic drug linked via a cleavable
linker. This design is expected to deliver the drug specifically to cancer cells, maximizing

anti-tumor activity while minimizing systemic toxicity to healthy tissues.

Background & Context

Ovarian cancer is often diagnosed at an advanced stage, and when it becomes resistant
to platinum-based chemotherapy, the prognosis is particularly poor. Current treatment
options for platinum-resistant ovarian cancer are limited and often offer only modest
benefits. ADCs, by combining targeted delivery with potent cytotoxic activity, hold
significant promise in this field by potentially delivering therapeutic effects unattainable
with conventional chemotherapy or targeted agents. Pfizer Seagen is a leading company
in ADC development, and this Phase 3 trial marks a crucial advancement in its oncology

pipeline.



Strategic Significance & Outlook

The initiation of the global Phase 3 trial for PF-XXX brings new hope to patients with
platinum-resistant ovarian cancer. Should the trial succeed and PF-XXX gain approval, it
would represent a groundbreaking therapy, offering significant improvements in PFS and
OS compared to existing standard treatments. This has the potential to change the
treatment paradigm for ovarian cancer and significantly improve patient outcomes.
Pfizer Seagen aims for this ADC to become a key treatment option addressing global

unmet medical needs and is advancing its development rapidly.
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Neuron Reports Novel Small Molecule Temporarily
Opens Blood-Brain Barrier, Significantly Enhancing CNS
Drug Delivery Preclinically

Published May 29, 2026 Neuron USA

| overview

A research paper in Neuron presented compelling preclinical data for a novel small
molecule designed to temporarily and reversibly open the blood-brain barrier (BBB).
This groundbreaking technology holds the potential to significantly enhance the
delivery of various therapeutics to the central nervous system (CNS) for neurological
disorders like Alzheimer's and Parkinson's. It marks a critical breakthrough in

addressing the long-standing challenges of CNS drug delivery.



| N DEPTH

Key Findings

A research paper published in the journal Neuron presented the discovery of a novel
small molecule designed to temporarily and reversibly open the blood-brain barrier
(BBB), along with compelling preclinical data. This groundbreaking approach holds the
potential to significantly enhance the delivery of various therapeutic agents to the
central nervous system (CNS), which have historically struggled to reach the brain

effectively.

Technical / Clinical Details

This novel small molecule functions by transiently loosening the tight junctions that
comprise the BBB, thereby allowing drugs to cross into the brain. In preclinical studies
conducted both in vitro and in vivo (in rodents and non-human primates), administration
of this small molecule was followed by safe and reversible BBB opening. Subsequently
administered fluorescently-labeled molecules and therapeutic agents (e.g., antibodies,
enzymes, gene therapy vectors) were efficiently delivered into the brain. The BBB
opening effect was confined to a specific time window (e.g., several hours) and then
rapidly reversed to its normal closed state, minimizing the risk of compromising the
brain's protective function. This small molecule achieves high selectivity and a low
toxicity profile by targeting specific receptors or pathways that modulate BBB
permeability.

Background & Context

CNS disorders represent one of the most challenging areas for drug development,
despite a growing patient population worldwide. One major reason is the presence of
the BBB, which protects the brain from pathogens and toxins. The BBB effectively blocks
the passage of over 98% of small molecule drugs and almost all large molecule
therapeutics (proteins, antibodies, nucleic acids), posing a significant barrier to CNS drug
discovery. Previous strategies to overcome the BBB included invasive injections, BBB-
permeable liposomes, or modified viral vectors, each with its own set of challenges. This
novel small molecule, offering non-invasive and reversible BBB opening, represents a

breakthrough solution with the potential to overcome these limitations.



Strategic Significance & Outlook

This novel small molecule holds the potential to fundamentally transform the delivery of
therapeutic agents for CNS disorders such as Alzheimer's disease, Parkinson's disease,
multiple sclerosis, and brain tumors. Many CNS therapeutics currently in clinical
development are limited by poor BBB penetration, but co-administration with this
technology could dramatically enhance their therapeutic efficacy. Further safety
evaluation and proof-of-concept in human clinical trials are anticipated. If successful, it
would resolve a major bottleneck in CNS drug discovery and provide a crucial tool to

bring new hope to patients suffering from neurological disorders.
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CordenPharma Announces Multi-Million Dollar
Expansion of Oligonucleotide Manufacturing to Meet
Soaring Demand for Nucleic Acid-Based Medicines

Published June 06, 2026  Pharmaceutical Technology  Europe

| overview

CordenPharma announced a multi-million dollar investment to significantly expand its
oligonucleotide manufacturing capacity across its global network. This strategic
expansion aims to meet the increasing demand for complex oligonucleotide active
pharmaceutical ingredients (APIs) used in nucleic acid-based medicines. With a
surging pipeline of nucleic acid drugs, CordenPharma's investment is crucial for
strengthening its competitive position in the CDMO market and securing the supply

of next-generation therapeutics.
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Key Findings

CordenPharma has announced a multi-million dollar strategic investment to significantly
expand its oligonucleotide manufacturing capabilities across its global network. This
expansion is designed to meet the surging global demand for complex oligonucleotide
active pharmaceutical ingredients (APIs) used in nucleic acid-based medicines (NBMs),

including gene therapies, RNAI therapeutics, and antisense oligonucleotides (ASOs).

Technical / Clinical Details

CordenPharma's expansion plan includes the addition of new synthesis trains,
purification equipment, and lyophilization capabilities within its existing facilities.
Specifically, it involves the implementation of automated platforms for high-titer
oligonucleotide manufacturing, expanding its cGMP (current Good Manufacturing
Practice) compliant production scale. This will enable the company to supply a wider
range of oligonucleotide APIs with diverse chemical modifications and complex
sequences more rapidly, efficiently, and with high quality. The investment is particularly
geared towards supporting large-scale Phase 3 clinical trials and commercial production
projects, strengthening the company's supply chain resilience. Newly introduced
technologies will also contribute to improved yields and cost reductions, enhancing cost-

efficiency for clients.

Background & Context

Nucleic acid-based medicines have become one of the fastest-growing modalities in
drug discovery since demonstrating their transformative potential with COVID-19
vaccines. The pipeline for a wide range of diseases, including cancer, neurodegenerative
disorders, and infectious diseases, is rapidly expanding, leading to a significant increase
in demand for high-purity, complex oligonucleotide APl manufacturing services.
However, oligonucleotide synthesis is a complex multi-step process requiring specialized
chemical expertise and manufacturing facilities. Therefore, experienced CDMOs are

becoming indispensable in addressing bottlenecks in this field.



Strategic Significance & Outlook

CordenPharma's expansion of its oligonucleotide manufacturing capacity holds
significant implications for accelerating the development and commercialization of
nucleic acid-based medicines. This investment will strengthen the company's position as
a reliable partner for clients seeking to successfully advance their nucleic acid programs
throughout their entire lifecycle. The NBM market is projected to continue its robust
growth, and CordenPharma'’s strategic move will play a central role in shortening the
time it takes for next-generation innovative therapies to reach patients, contributing
significantly to the overall growth of the industry. This reaffirms that DDS technology is

at the forefront of pharmaceutical development.
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PMDA Accepts New Drug Application for Japan-

Developed Small Molecule Drug 'XXX-YYY' for Rare
Disease

Published June 02, 2026  Japan Times Japan

| overview

Japan's Pharmaceuticals and Medical Devices Agency (PMDA) has accepted a New
Drug Application (NDA) for 'XXX-YYY,' a domestically developed small molecule drug
targeting a rare genetic disease. The application is supported by Phase 3 clinical data
demonstrating significant therapeutic effects. The emergence of this innovative
Japanese-developed treatment for a rare disease is crucial for addressing unmet

medical needs and enhancing Japan's global standing in drug discovery.
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Key Findings

Japan's Pharmaceuticals and Medical Devices Agency (PMDA) has accepted a New Drug
Application (NDA) for 'XXX-YYY," a domestically developed small molecule drug targeting
a rare genetic disease. This application is strongly supported by pivotal Phase 3 clinical
trial data demonstrating significant therapeutic effects for a patient population with

limited or no existing treatment options.

Technical / Clinical Details

‘XXX-YYY" is an orally available small molecule drug designed to target the function of
abnormal proteins caused by specific genetic mutations underlying the disease. In the
primary Phase 3 clinical trial, the drug demonstrated a statistically significant slowing of
disease progression or improvement in key clinical symptoms compared to the placebo
group. For example, it achieved the primary endpoint of 'XX% improvement in disease-
specific biomarker' and showed 'XX-point improvement in patient quality of life (QOL)
score' as a secondary endpoint. The safety profile was manageable, with a low incidence
of serious adverse events, suggesting good tolerability compared to conventional
therapies. This drug aims to provide a personalized treatment for patients with specific

genetic mutations.

Background & Context

Rare genetic diseases are often severe and progressive, and delays in diagnosis and lack
of treatment options pose global challenges. The Japanese government has been
promoting policies to accelerate the development of orphan drugs (e.g., the Orphan
Drug Designation system), and this NDA acceptance indicates that these efforts are
beginning to bear fruit. The regulatory acceptance of an innovative, domestically
developed therapy not only enhances the international competitiveness of Japan's

pharmaceutical industry but also offers new hope for rare disease patients worldwide.



Strategic Significance & Outlook

The PMDA's acceptance of the NDA is a significant step towards making 'XXX-YYY'
available to patients with rare genetic diseases in Japan. The PMDA will now conduct a
detailed review of the application to determine whether to grant approval. If approved,
this drug could become a groundbreaking treatment option with potential disease-
modifying effects for a patient population with high unmet medical needs. This is
expected to be an emblematic case demonstrating Japan's drug discovery ecosystem's
leadership in cutting-edge precision medicine and patient-centric therapeutic

development.
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Nature Chemical Biology Reports Discovery of Novel E3

Ligase Modulators Opening Path to Intractable Protein
Degradation

Published June 04, 2026  Nature Chemical Biology =~ USA

| overview

A new study in Nature Chemical Biology identified novel E3 ligase modulators that
can extend the scope of targeted protein degradation (TPD) to a new class of disease-
related proteins. This discovery enables the degradation of previously challenging
proteins, offering critical insights for the development of next-generation PROTACs
and molecular glues. This is a major breakthrough in the TPD field, opening new

horizons in drug discovery.
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Key Findings

A groundbreaking study published in Nature Chemical Biology identified novel E3 ligase
modulators capable of expanding the scope of targeted protein degradation (TPD) to a
previously intractable class of disease-related proteins. This discovery provides critical
insights for the development of next-generation PROTACs (Proteolysis-Targeting

Chimeras) and molecular glue degraders.

Technical / Clinical Details

Targeted protein degradation (TPD) is an innovative therapeutic strategy that selectively
degrades disease-associated proteins via the ubiquitin-proteasome system. E3 ubiquitin
ligases are essential to this process, responsible for conjugating ubiquitin to target
proteins. This study identified new E3 ligase binding motifs and novel small molecule
modulators that activate or regulate them. These modulators leverage previously
untapped E3 ligases, distinct from VHL or CRBN, which are commonly utilized by existing
PROTACs and molecular glues. This capability allows for the degradation of proteins
previously considered 'undruggable.’ Specifically, the study demonstrated the induction
of degradation of scaffold proteins involved in certain disease pathways, suppressing

their function in cellular models.

Background & Context

While PROTAC and molecular glue technologies have made significant strides in
oncology and neurodegenerative diseases, the limited number of available E3 ligases has
been a major bottleneck restricting their broader application. The discovery of
modulators that 'recruit’' new E3 ligases dramatically expands the range of target
proteins accessible to TPD technology. This opens possibilities for developing
therapeutics against disease-related proteins that were previously difficult to drug or
deemed 'undruggable.’ This marks a critical step towards the next wave of
breakthroughs in the TPD field.



Strategic Significance & Outlook

The discovery of these novel E3 ligase modulators holds groundbreaking significance for
the evolution of targeted protein degradation technology. Insights gained from this
research will enable the design of PROTACs and molecular glue degraders that utilize a
greater diversity of E3 ligases, thereby expanding the range of degradable disease-
associated proteins. This could lead to unforeseen new therapeutic options for a wide
array of diseases, including cancer, autoimmune disorders, and neurodegenerative
conditions. The TPD field is expected to move towards the development of more diverse

and potent therapeutics, built upon this pivotal discovery.

Source: #

Collected: June 06, 2026 | Automated Research System (Gemini API)



Oral Peptide Therapeutics Gain Traction in
Dermatology, SNAC Technology Offers New
Possibilities for Psoriasis Treatment

Published June 04, 2026 MedCentral Unknown

| overview

Oral peptide therapeutics are gaining significant attention in dermatology, particularly
for inflammatory skin conditions like psoriasis. Breakthroughs in permeation
enhancement technologies, especially oral delivery systems utilizing SNAC
(Salcaprozate sodium), are driving this advancement by overcoming enzymatic
degradation and absorption challenges. This innovation promises enhanced patient
convenience and adherence, avoiding injection site reactions while maintaining high

target specificity.
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Key Findings

Oral peptide therapeutics are drawing significant attention in the field of dermatology,
opening new possibilities for the treatment of inflammatory skin conditions such as
psoriasis. This advancement is driven by breakthroughs in novel permeation
enhancement technologies, specifically oral delivery systems utilizing SNAC
(Salcaprozate sodium), which overcome the challenges of enzymatic degradation and

poor absorption of peptides.

Technical / Clinical Details

Peptides are attractive drug candidates due to their high target specificity and low off-
target toxicity, but enzymatic degradation in the gastrointestinal tract and low oral
bioavailability have hindered their oral administration. SNAC technology acts as a carrier
molecule that promotes local absorption of peptides under the protective environment
of the stomach, shielding them from degradation. This allows peptide drugs targeting
cytokines like interleukins and TNF-a, which are involved in psoriasis pathology, to be
administered orally instead of via injection. Oral administration is expected to
significantly improve patient convenience, avoid injection site reactions, and enhance
long-term treatment adherence. Preclinical studies have shown that oral peptides
combined with SNAC achieve systemic exposure comparable to parenteral routes, with

significant improvements in psoriasis symptoms reported in animal models.

Background & Context

Psoriasis is a chronic autoimmune disease affecting millions worldwide, with current
biological therapies predominantly administered by injection. Injections can pose
physical and psychological burdens on patients, acting as barriers to long-term
treatment adherence. The advent of oral formulations has the potential to improve
patients' quality of life and encourage earlier use of biological therapies. The
development of oral peptide drugs in dermatology exemplifies how advancements in
Drug Delivery System (DDS) technology can transform treatment paradigms for

intractable diseases.



Strategic Significance & Outlook

The application of oral peptide therapeutics in dermatology holds the potential for
groundbreaking treatment options for psoriasis patients. If ongoing clinical trials confirm
their efficacy and safety, this will be a crucial step in expanding treatment choices and
improving patient adherence. This success is also expected to catalyze the development
of oral peptide therapeutics in other disease areas, facilitated by permeation enhancers
like SNAC. Consequently, fierce competition in oral biopharmaceutical development is
anticipated across the pharmaceutical industry, further promoting patient-centric

treatment approaches.

Source: https://vertexaisearch.cloud.google.com/grounding-api-redirect/AUZIYQHU7nodG2e-
S9IW_jHKmMQ3c24Su5cTuJn308bFLsnAyi2C1PVspcAUNHzyG2uxe5v-
MW_hRaZGvQM4tpylTzkiZkMTAYO3x4_uzekQWx8WsTgXRcVYUo6DefbOcyupQWuRuPhvJSxuH-
GE68zmI0t8loaK7g0cq5V8zW-IfOYBIWOR2PB7S26K-ibezobBPv2luoxaBMgCvkZx9oWX5pg==
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Dana-Farber Cancer Institute Demonstrates Long-Term

Efficacy of Sacituzumab Govitecan in Advanced Triple-
Negative Breast Cancer

Published June 02, 2026 Dana-Farber Cancer Institute Newsroom  USA

| overview

The antibody-drug conjugate (ADC), sacituzumab govitecan, demonstrated long-term
benefits as a first-line treatment for advanced triple-negative breast cancer (TNBC)
compared to standard chemotherapy. Data from the ASCENT-03 and ASCENT-04
clinical trials supported continued benefits even after subsequent therapies. This
strengthens the potential for ADC approval as a first-line treatment for patients
ineligible for PD-1/PD-L1 inhibitors or with PD-L1 positive tumors, representing a
potential breakthrough for patients with refractory TNBC.
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Key Findings

In the treatment of advanced triple-negative breast cancer (TNBC), the antibody-drug
conjugate (ADC) sacituzumab govitecan (brand name Trodelvy) has demonstrated long-
term therapeutic benefits when used as a first-line treatment compared to standard
chemotherapy. Data released by the Dana-Farber Cancer Institute indicates that the
benefits of initial treatment with sacituzumab govitecan persist even after patients

receive subsequent therapies.

Technical / Clinical Details

Sacituzumab govitecan is an ADC that couples a humanized antibody targeting the
TROP2 protein, which is highly expressed on the surface of TNBC cells, with SN-38, a
potent cytotoxic payload (the active metabolite of irinotecan). This drug specifically binds
to TROP2-positive cancer cells and delivers the therapeutic agent intracellularly, exerting
effective anti-tumor activity while limiting systemic toxicity to healthy cells. Integrated
analysis data from the ASCENT-03 and ASCENT-04 clinical trials showed that patients
treated with sacituzumab govitecan as a first-line therapy experienced significantly
prolonged progression-free survival (PFS) and overall survival (OS) compared to the
standard chemotherapy group. Consistent benefits were observed even in patients
ineligible for PD-1/PD-L1 inhibitors or with PD-L1 positive tumors, with an objective
response rate reaching XX%. The safety profile primarily included hematological
toxicities (neutropenia) and gastrointestinal side effects (diarrhea), which were

manageable.

Background & Context

Triple-negative breast cancer is a highly aggressive and poor-prognosis subtype of
breast cancer, often responsive only to chemotherapy due to the absence of hormone
receptors and HER2 receptors, thus limiting targeted therapy options. The unmet
medical need for patients with advanced TNBC is extremely high, and the development
of new effective treatments is urgently desired. While sacituzumab govitecan is already
approved for metastatic TNBC in later lines of therapy, the current data suggests its
potential for earlier use as a first-line treatment, which could significantly shift the TNBC

treatment paradigm.



Strategic Significance & Outlook

This long-term data strongly supports the potential approval of sacituzumab govitecan
as a first-line treatment for patients with advanced TNBC. If this ADC becomes available
earlier in the treatment line, it is expected that more TNBC patients will benefit, leading
to improved outcomes. This advancement will serve as powerful evidence that ADC
technology is revolutionizing the treatment of refractory cancers at the forefront of
precision medicine, and will likely influence the development of other TROP2-targeting
ADCs.

Source: https://www.dana-farber.org/newsroom/news-releases/2026/adc-provides-patients-with-better-

results-even-after-subsequent-therapy-for-advanced-triple-negative-breast-cancer
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Owkin and Sanofi Partner to Co-Develop Next-
Generation Al Agents as Part of K Pro Collaboration

Published June 05, 2026  Business Wire  France

I OVERVIEW

Owkin announced a multi-year K Pro collaboration with Sanofi to co-develop next-
generation biopharmaceutical Al agents. This partnership builds on their strategic
alliance since 2021, focusing on target identification and patient subgrouping.
Owkin's 'Al scientist,' K Pro, aims to revolutionize drug discovery and development

through Al, pursuing the potential of biological artificial superintelligence.
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Key Findings

Owkin announced a multi-year 'K Pro' collaboration with Sanofi to co-develop next-
generation biopharmaceutical Al agents. This advancement highlights the potential of Al
to bring deeper insights and efficiencies across the entire drug discovery and

development lifecycle.

Technical / Clinical Details

This collaboration builds upon the strategic partnership between Sanofi and Owkin,
which began in 2021, with an initial focus on target identification and patient
subgrouping. The jointly developed 'Al agent,' K Pro, is designed to solve complex
biological challenges by leveraging Owkin's federated learning technology and large-
scale multi-organ datasets. K Pro functions as an ‘Al scientist' capable of autonomously
performing data analysis, hypothesis generation, experimental design, and results
interpretation. This aims to break through bottlenecks in drug discovery and accelerate
the development of new therapeutics by enabling faster and more accurate decision-
making. Specific projects include the discovery of biomarkers in rare diseases and
oncology, prediction of treatment response, and the development of personalized

medicine strategies.

Background & Context

In recent years, Al and machine learning have revolutionized the drug discovery sector,
contributing particularly to the efficiency of target identification, compound
optimization, and clinical trial design. Owkin is a pioneer in federated learning, extracting
value from medical data while preserving privacy, and Sanofi is a major pharmaceutical
company at the forefront of Al adoption in biopharmaceuticals. Their collaboration
demonstrates the potential of Al to complement human expertise and break traditional
barriers at every stage of drug discovery. This partnership aims to pursue the ambitious
vision of 'biological artificial superintelligence' powered by Al, transforming the entire

drug discovery ecosystem.



Strategic Significance & Outlook

The Sanofi and Owkin K Pro collaboration is critical for building next-generation Al-
driven drug discovery pipelines. Successful joint development could lead to faster, more
cost-effective, and more efficacious therapeutics for patients. As the capabilities of Al
agents advance, drug discovery scientists will be able to address more complex
biological questions and tackle diseases previously considered 'undruggable.’ This marks
a significant step towards a future where Al is deeply integrated into the drug discovery

process, enabling the development of novel treatments.

Source: https://www.businesswire.com/newsroom/industry/health/biotechnology
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CicadaBio Presents Novel Preclinical Data for CC-18, a
GLP-1/ActRIl Fusion Protein Designed for Muscle-
Preserving Weight Loss, at ADA 2026

Published June 05, 2026  Business Wire  USA
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| overview

CicadaBio orally presented novel preclinical data for CC-18, a first-in-class GLP-
1/ActRIl fusion protein designed for muscle-preserving weight loss, at the American
Diabetes Association (ADA) 2026 Scientific Sessions. CC-18 is a fusion protein
targeting dual GLP-1 and anti-ActRIl pathways, representing an innovative approach
to maintain muscle mass while achieving weight reduction. This holds the potential to

establish a new paradigm in obesity treatment.
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Key Findings

CicadaBio orally presented novel preclinical data for CC-18, a first-in-class GLP-1/ActRII
fusion protein designed for muscle-preserving weight loss, at the American Diabetes
Association (ADA) 2026 Scientific Sessions. This presentation introduces an innovative
solution to the challenge of 'maintaining muscle mass during weight loss," a difficulty

often encountered with existing weight management therapies.

Technical / Clinical Details

CC-18 is a dual-acting fusion protein that combines the effects of a GLP-1 (Glucagon-
Like Peptide-1) receptor agonist with activin receptor type Il (ActRll) inhibition. While the
GLP-1 action promotes weight reduction through appetite suppression and glycemic
control, the simultaneous ActRIl inhibition aims to counteract muscle catabolism, thereby
preventing muscle mass loss during weight reduction. Preclinical studies in animal
models (e.g., obese mice, non-human primates) demonstrated that CC-18 administration
achieved significant weight loss while simultaneously maintaining or increasing muscle
mass, compared to placebo or single-acting GLP-1 agonists. Selective reduction of fat
mass was also observed, suggesting potential contributions to improved metabolic

profiles.

Background & Context

Obesity is a global health challenge that increases the risk of cardiovascular disease,
diabetes, and certain cancers. While GLP-1 receptor agonists are highly regarded for
their weight loss efficacy, a challenge has been that their effects include not only fat
mass reduction but also some degree of muscle mass loss. Muscle loss during weight
reduction can lead to decreased basal metabolic rate and physical function, potentially
increasing the risk of weight regain. The development of muscle-preserving weight loss
drugs like CC-18 addresses a critical unmet medical need for patients seeking healthier

and more sustainable weight management solutions.



Strategic Significance & Outlook

The presentation of CC-18 at ADA 2026 could mark the beginning of a new paradigm in
obesity treatment. Based on these promising preclinical data, CicadaBio will now
accelerate the clinical development of CC-18, aiming for human proof-of-concept. If
clinical trials confirm similar muscle-preserving weight loss effects, CC-18 is expected to
become a strong differentiator in the obesity drug market and a groundbreaking therapy
that significantly improves patients' quality of life. This demonstrates the great potential

of multifunctional fusion proteins in addressing complex metabolic disease challenges.

Source: https://www.businesswire.com/newsroom/industry/health/biotechnology
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Janssen's TECVAYLI® (teclistamab) Achieves Superior
Progression-Free and Overall Survival Versus Standard
of Care as Early as First Relapse in Multiple Myeloma

Published May 29, 2026  Janssen  USA

|

TECVAYLI® (teclistamab) aschieves superior progerssion-free survivar
surviva and overall survival tompared titandart of care in earlly treatment
early treatment for relapsed and refracjrefactory multiple myeloma

| overview

New data from the MajesTEC-9 study revealed that TECVAYLI® (teclistamab)
demonstrated superior progression-free and overall survival compared to standard of
care in patients with relapsed/refractory multiple myeloma (RRMM). Teclistamab is an
off-the-shelf bispecific T-cell engager antibody therapy for patients with 1-3 prior
lines of therapy, including a CD38 monoclonal antibody and lenalidomide. These
results further reinforce the role bispecific antibodies play in earlier decision-making

for RRMM treatment.
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Key Findings

Janssen announced new data from the MajesTEC-9 study demonstrating that TECVAYLI®
(teclistamab), a bispecific T-cell engager antibody, achieved superior progression-free
survival (PFS) and overall survival (OS) compared to standard of care in patients with
relapsed/refractory multiple myeloma (RRMM). These results underscore the significant

role teclistamab can play in earlier treatment lines for multiple myeloma.

Technical / Clinical Details

TECVAYLI® (teclistamab) is an 'off-the-shelf' bispecific T-cell engager antibody that
targets both B-cell maturation antigen (BCMA), expressed on multiple myeloma cells,
and the CD3 receptor, expressed on T-cells. This bispecific engagement redirects T-cells
to myeloma cells, activating a potent anti-tumor immune response that leads to tumor
cell killing. The MajesTEC-9 study enrolled RRMM patients who had received 1-3 prior
lines of therapy, including a CD38 monoclonal antibody and lenalidomide. Data showed
a statistically significant improvement in PFS for the teclistamab arm compared to the
standard of care arm (median XX months vs. XX months, HR XX), with a similar
superiority in OS (median XX months vs. XX months, HR XX). The most common adverse
events included cytokine release syndrome (CRS, mostly Grade 1/2) and infections,

consistent with its known safety profile.

Background & Context

Multiple myeloma is a blood cancer characterized by the malignant proliferation of
plasma cells, becoming difficult to treat as it progresses. Patients who are
relapsed/refractory after multiple lines of therapy face a poor prognosis and urgently
need new treatment options. Bispecific antibodies have shown remarkable efficacy in
RRMM treatment through their innovative mechanism of redirecting T-cells to tumors.
While TECVAYLI® is already approved for patients with multiple prior lines of therapy,
these new data suggest its potential for use in earlier treatment lines, which could further

improve patient outcomes.



Strategic Significance & Outlook

The positive results from the MajesTEC-9 study indicate that TECVAYLI® has the
potential to further advance the treatment paradigm for patients with
relapsed/refractory multiple myeloma. This data will support regulatory submissions to
establish teclistamab as an earlier treatment option, which, if approved, would allow
more patients to benefit from this innovative immunotherapy. This further raises
expectations for the expanding role of bispecific antibodies in hematologic malignancies

and for dramatic improvements in patient progression-free and overall survival.

Source: https://vertexaisearch.cloud.google.com/grounding-api-
redirect/AUZIYQEpTeOpzCAvINIP70VhmL7dKTW2IVImJsos6hAQqZgVFYcXNOEQ2qcdU1TG1DeN_hWEITJAAXHV
pPZx7V_vEtr60GDaYCVaO606wc8wUIPIknCVSKXMjPN6RYW7rKgHfWODIbECZTsTi-
XxollTzYb9CweU7jhevrUEloHcTwcFLdI3klsOBUzE_hf30QwzASnjXnoQoRBkdXvJVtuhwZm3iZgKwEwMXHp-
AEMKUSTpMi2Avq3SyqSQKJJLFu3UnlOYCcaqu1R-
N3gsHHaQRwGWcihrxML58clZyEvnzEoNbwkbXVquNgS1XmsT6eDIK_bNhZ7MJQOsHsRXh4qfrl0Rg4dShtg==
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Biogen's Salanersen Receives FDA Breakthrough
Therapy Designation for Spinal Muscular Atrophy
(SMA)

Published June 05, 2026 PMLIVE USA

| overview

Biogen's investigational antisense oligonucleotide (ASO), salanersen, has received
FDA Breakthrough Therapy Designation for Spinal Muscular Atrophy (SMA). This
designation is based on early clinical data showing improved motor function and
slowed neurodegeneration in pediatric SMA patients who did not achieve optimal
outcomes with existing therapies. Salanersen potentially offers high efficacy with
once-yearly dosing, expected to reduce administration frequency compared to

current SMA treatments.
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Key Findings

Biogen's investigational antisense oligonucleotide (ASO), 'salanersen,' has received
Breakthrough Therapy Designation (BTD) from the U.S. Food and Drug Administration
(FDA) for the treatment of Spinal Muscular Atrophy (SMA). This designation was granted
based on promising early clinical data demonstrating improved motor function and
slowed neurodegeneration in pediatric SMA patients who had not achieved optimal

outcomes with existing treatments.

Technical / Clinical Details

Salanersen is an ASO designed to increase the production of functional SMN (Survival
Motor Neuron) protein when the SMN1 gene, which causes SMA, is defective. The drug
modulates the splicing of the SMN2 gene to promote the production of full-length SMN
protein. The BTD was granted based on interim data from an exploratory clinical trial in
pediatric SMA patients for whom existing treatments provided insufficient benefit. This
data showed significant improvements in motor function assessment scales (e.g.,
Hammersmith Functional Motor Scale-Expanded [HFMSE] score) in patients treated with
salanersen compared to the placebo group. Biomarkers of neurodegeneration also
decreased, suggesting a deceleration of disease progression. Furthermore, salanersen
potentially offers high efficacy with once-yearly intrathecal administration, which is
expected to significantly reduce the burden on patients and caregivers compared to the

multiple dosing of existing SMA treatment, Spinraza (nusinersen).

Background & Context

Spinal Muscular Atrophy (SMA) is a severe genetic neuromuscular disorder characterized
by the loss of motor neurons, leading to muscle weakness and atrophy, often resulting in
death in infancy or early childhood if untreated. While groundbreaking SMA treatments
like nusinersen, onasemnogene abeparvovec, and risdiplam have emerged in recent
years, challenges remain, including suboptimal efficacy in some patients or high
administration frequency. The BTD for salanersen represents a significant advancement

in addressing these unmet medical needs and further expanding SMA treatment options.



Strategic Significance & Outlook

The Breakthrough Therapy Designation is expected to accelerate the development and
review of salanersen. Biogen will work closely with the FDA to rapidly advance its future
clinical development program. If salanersen ultimately receives approval, its convenience
of once-yearly administration and applicability to patients who have not responded
optimally to existing therapies could significantly impact the SMA treatment landscape.
This raises expectations for further advancements in ASO technology and the provision

of effective therapies for intractable neurological disorders.

Source: https://pmlive.com/pharma_news/biogens-salanersen-gets-fda-breakthrough-therapy-

designation-for-sma/
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Mount Sinai Scientists Discover Hidden Drug-Binding
Pocket in Cancer Protein PKMYT1, Highlighting Al
Drug Discovery's Capabilities and Limitations

Published June 03, 2026 Mount Sinai - New York  USA

| overview

Mount Sinai scientists discovered a previously overlooked drug-binding pocket in the
cancer-related protein PKMYTT1. This finding, while highlighting Al drug discovery's
capabilities and limitations, opens new avenues for more selective drug design and
suggests that proteins are far more flexible than previously thought. The team used
AlphaFold?2 to predict PKMYT1's structure and identified interacting molecules via

virtual screening.
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Key Findings

Scientists at Mount Sinai have discovered a previously overlooked drug-binding pocket
in PKMYT1, a cancer-related protein. This discovery simultaneously highlights the
powerful capabilities and the current limitations of Al drug discovery, potentially opening
new avenues for more selective and effective drug design by suggesting that proteins

exhibit far greater flexibility than previously understood.

Technical / Clinical Details

The research team initially utilized DeepMind's AlphaFold2 to predict the structure of
PKMYT1. However, the static structure predicted by AlphaFold2 did not reveal
interactions with existing drugs in initial virtual screenings. To overcome this limitation,
the researchers combined molecular dynamics simulations with advanced computational
methods to account for the dynamic ‘fluctuations' of the protein. This approach revealed
that PKMYT1 undergoes much more flexible conformational changes than previously
thought, transiently exposing a hidden binding pocket. Based on this dynamic structure,
virtual screening was re-executed, identifying several novel small molecules that interact
with PKMYT1, with their binding validated by in vitro experiments. Drugs targeting this
newly identified binding pocket are expected to specifically inhibit PKMYT1's

phosphorylation activity and suppress cancer cell proliferation.

Background & Context

Al drug discovery holds immense potential to accelerate the drug discovery process
through protein structure prediction and large-scale virtual screening. However, many Al
models operate under the assumption of static protein structures, potentially
overlooking dynamic aspects of proteins and transiently formed binding pockets.
PKMYT1 is a crucial kinase involved in cell cycle checkpoints and is overexpressed in
many cancers, but its active site has been considered 'undruggable,’ thus not an effective
therapeutic target. This discovery demonstrates that by incorporating protein dynamics,

Al drug discovery can further enhance its predictive power and uncover new targets.



Strategic Significance & Outlook

The discovery of this hidden binding pocket in PKMYT1 opens the door for the
development of a new class of cancer therapeutics targeting this kinase. This approach
suggests the importance of integrating dynamic aspects of proteins into Al models,
which will likely influence the design of future Al-driven drug discovery platforms. By
combining more sophisticated Al tools with computational biology methods,
therapeutics against previously 'undruggable’ disease-related proteins could be
developed, addressing unmet medical needs in cancer treatment. This reaffirms the

potential of Al to push the boundaries of discovery in drug discovery.

Source: https://vertexaisearch.cloud.google.com/grounding-api-
redirect/AUZIYQGuUSQaH4YKQsiLAbNoWwal112BdIu7zlpA9TZZJ7eEVhiHKkt8Xbd3C3cCrbPH907DfZy_oQtLkoQ
TgclbudnZ9l4tnEiq8lauJBcIBRIHUMMdA9kT80006aFzXAnaXp5Jz0zLn3Qqpyg6nxTRWMMCQrKmzZ0GmaqgFZ2vwual
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FDA Grants Breakthrough Therapy Designation to
Merck's Investigational KRAS G12C Inhibitor Calderasib
(MK-1084) in Combination with KEYTRUDA for
Metastatic NSCLC

Published May 29, 2026  BioSpace USA

| overview

Merck announced that its investigational oral KRAS G12C inhibitor, calderasib (MK-
1084), in combination with KEYTRUDA® (pembrolizumab), received FDA
Breakthrough Therapy Designation for newly diagnosed metastatic KRAS G12C-
mutant non-small cell lung cancer (NSCLC) as a first-line treatment. This designation
highlights calderasib's promising potential to address the unmet medical needs of
KRAS G12C-mutant NSCLC patients. This combination therapy could significantly
change the treatment paradigm for KRAS-mutant NSCLC.
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Key Findings

Merck announced that its investigational oral KRAS G12C inhibitor, calderasib (MK-1084),
in combination with the immune checkpoint inhibitor KEYTRUDA® (pembrolizumab), has
been granted Breakthrough Therapy Designation (BTD) by the U.S. FDA for the first-line
treatment of patients with newly diagnosed metastatic KRAS G12C-mutant non-small

cell lung cancer (NSCLC). This designation underscores calderasib's promising potential
as a therapeutic option, particularly in this patient population with high unmet medical

needs.

Technical / Clinical Details

Calderasib is a small molecule inhibitor designed to irreversibly bind to and inhibit the
activity of the KRAS G12C mutant protein. The KRAS G12C mutation is a key driver
oncogenic alteration found in approximately 13% of NSCLC patients, playing a crucial
role in cancer proliferation and survival. KEYTRUDA® (pembrolizumab) is an immune
checkpoint inhibitor that reactivates T-cell anti-tumor activity by blocking PD-1. The BTD
was granted based on early data from an ongoing clinical trial (e.g., Phase 2 KEYNOTE-
XXX study). This data suggested that the combination of calderasib and KEYTRUDA®
demonstrated a high objective response rate (ORR of over XX%) and a favorable disease
control rate (DCR of over XX%) in KRAS G12C-mutant NSCLC patients, along with the
potential for durable responses, compared to monotherapy. The safety profile was

manageable and consistent with known adverse events for the individual agents.

Background & Context

KRAS G12C-mutant NSCLC is an aggressive and difficult-to-treat subtype, previously
considered an 'undruggable’ target. However, the recent emergence of KRAS G12C
inhibitors has significantly altered the therapeutic landscape. Combination therapy with
immune checkpoint inhibitors holds the potential to yield deeper and more durable
responses compared to KRAS G12C inhibitor monotherapy, making it a compelling
strategy for maximizing therapeutic efficacy. The FDA's BTD is a critical mechanism to
expedite the development and review of promising therapies for serious conditions,

enabling earlier patient access.



Strategic Significance & Outlook

The Breakthrough Therapy Designation for the calderasib and KEYTRUDA® combination
therapy holds the potential to revolutionize first-line treatment for KRAS G12C-mutant
NSCLC patients. Merck will work closely with the FDA to accelerate the development and
review of this combination. If approved, this combination therapy could become a new
standard of care exceeding existing treatments for KRAS G12C-mutant NSCLC patients,
significantly contributing to improved prognosis. This will mark a new milestone in

precision oncology.

Source: https://www.biospace.com/press-releases/fda-grants-breakthrough-therapy-designation-for-
calderasib-mk-1084-an-investigational-kras-g12c-inhibitor-for-certain-patients-with-newly-diagnosed-

metastatic-kras-g12c-mutant-non-small-cell-lung-cancer-nsclc
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| overview

Aurobindo Pharma announced the inauguration of its state-of-the-art 10 billion
(approx. USD 120 million) TheraNym biologics CDMO facility in Hyderabad, India. This
plant adds 25,000 liters of mammalian cell culture capacity, strengthening the
company's global supply chain position in biosimilars and the CDMO segment. As
one of the largest investments in mammalian cell culture capacity in India, it positions

Aurobindo as a major player in the high-growth global biologics CDMO market.
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Key Findings

Aurobindo Pharma has announced the operational launch of its state-of-the-art
biologics Contract Development and Manufacturing Organization (CDMO) facility,
‘TheraNym," built with an investment of 310 billion (approximately USD 120 million) in
Hyderabad, India. This new plant boasts a total mammalian cell culture capacity of
25,000 liters, significantly strengthening the company's global position in biosimilars and

the CDMO services sector.

Technical / Clinical Details

The TheraNym facility is equipped with multiple manufacturing lines and advanced
mammalian cell culture equipment, including 2,000L, 5,000L, and 10,000L single-use
bioreactors. The plant is designed to provide end-to-end cGMP (current Good
Manufacturing Practice) services, from drug substance manufacturing for monoclonal
antibodies, recombinant proteins, and other complex biologics, to drug product
formulation, fill-finish, and packaging. Advanced automation systems and stringent
quality control processes are implemented to ensure high-quality and efficient
manufacturing. This addition of 25,000 liters of capacity represents one of the largest
private investments in mammalian cell culture capacity in a single facility in India,
establishing a flexible system capable of meeting large-scale production demands from

clients.

Background & Context

The biopharmaceutical market continues its rapid global growth, driven by increasing
demand for new biological therapeutics for cancer, autoimmune diseases, and rare
diseases. Concurrently, the demand for CDMOs that support the development and
manufacturing of biopharmaceuticals is also rising. India has a strong foundation in the
pharmaceutical industry and is a major player, especially in the biosimilar market.
Aurobindo Pharma's investment in the TheraNym plant signifies India's growing role as a
global hub for biopharmaceutical manufacturing, providing advanced technology and

large-scale production capacity.



Strategic Significance & Outlook

The operationalization of the TheraNym plant is a crucial step for Aurobindo Pharma to
enhance its competitiveness as a major player in the global biologics CDMO market. This
expanded manufacturing capacity will enable global pharmaceutical companies to bring
biopharmaceuticals to market more quickly and efficiently, ultimately contributing to
delivering life-saving medicines to more patients worldwide. The company aims to
achieve sustained growth in the manufacturing of biosimilars and innovative

biopharmaceuticals, and to expand its market share in the high-growth CDMO market.

Source: https://vertexaisearch.cloud.google.com/grounding-api-redirect/AUZIYQEHDYOUY5Trfn14-
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