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c000 Beam Therapeutics stock rises after receiving a
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Japan's PMDA supports regulatory submission for
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c000 Century Therapeutics to present iPSC-derived
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SO0 FDA draft guidance encourages leveraging 'prior

~ knowledge' to accelerate cell and gene therapy

development.
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I Three Questions That Demand Your Decision This Week

@ Is your cell therapy platform ready for 'off-the-shelf' competition?

Breakthroughs in hypoimmune iPSCs (#10, #11, #17) and iPSC-derived CAR T cells without conditioning
chemotherapy (#04, #15) are accelerating universal donor therapies. Does your current autologous or
allogeneic strategy remain competitive?

® How will 'in vivo' gene editing disrupt your manufacturing and delivery?

The rise of in vivo CAR T (#23) and gene editing for systemic diseases (#01, #02, #05, #13, #22) bypasses
complex ex vivo manufacturing. Are your R&D; and manufacturing teams prepared for this paradigm shift?

© Are you leveraging regulatory acceleration to gain market advantage?

FDA's new draft guidance on 'Prior Knowledge' (#12) and Japan's PMDA support for cell therapies (#09) aim to
streamline approvals. Are your regulatory and clinical teams fully utilizing these pathways to outpace
competitors?

I Opportunities vs. Threats for US/European Companies

Opportunity vs. Threat Matrix for US/European Companies
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I Deep Dive @ — iPSC-Derived CAR T for Solid Tumors without Chemo

#04 | 2026/06/01 | GlobeNewswire (Fate Therapeutics Press Release) | Tech Novelty® ® ® ® ® Proximity® @ OOO
Market Impact® ® ® ® O Data Reliability® ® ® ® O US/EU Relevancco ® ® ® ®

Fate Therapeutics' FT836, an iPSC-derived, off-the-shelf CAR T-cell therapy, demonstrated meaningful tumor
reduction in KRASwt metastatic colorectal cancer patients in Phase 1 without conditioning chemotherapy.

This breakthrough, targeting MICA/B antigens, showed a favorable safety profile and successful tumor
trafficking, addressing a major hurdle for CAR T in solid tumors and reducing patient burden.

» Strategic Analyst's Perspective

Strategic Analyst's Perspective: The ability to achieve tumor reduction with iPSC-derived CAR T
cells *without* lymphodepleting chemotherapy is a game-changer, potentially making CAR T
therapy safer and more accessible. Published Phase 1 data, while early, is promising. Technical
barriers include ensuring robust and consistent efficacy in larger cohorts and managing
potential long-term off-target effects of iPSC-derived cells. [Opportunity] for US/EU OEMs &
device manufacturers to license or acquire this platform for broader solid tumor applications.
[Threat] to existing autologous CAR T developers who rely on intensive pre-conditioning. Next
Actions: [R&D;] Immediately evaluate FT836's mechanism and 'Sword & Shield' technology for
competitive advantage. [Business Dev] Assess partnership/acquisition potential with Fate
Therapeutics within 1 month. [Strategy] Re-evaluate solid tumor CAR T pipeline against this
new paradigm by end of quarter.

I Deep Dive @ — AI-Designed CRISPR for Hypoimmune iPSC Engineering

#10 | 2026/06/04 | REPROCELL | Tech Novelty® ® ® ® ® Proximity® OOOO Market Impact® ® ® ® ® Data

Reliability® ® ® ® O US/EU Relevancce @ @ ® O

REPROCELL's StemEdit platform integrates Al-designed CRISPR with optimized workflows to create
hypoimmune iPSCs, achieving high gene-editing efficiency and reduced off-target activity.

This technology is crucial for developing 'universal donor' off-the-shelf cell therapies by evading host immune
rejection, maintaining iPSC pluripotency and genomic stability post-editing.

P Strategic Analyst's Perspective

Strategic Analyst's Perspective: The combination of Al and CRISPR for hypoimmune iPSC
engineering represents an academic breakthrough with immense market impact, addressing
the fundamental challenge of immune rejection in allogeneic cell therapies. While still in basic
research (P1), the technical details suggest robust data reliability. The primary barrier is
translating this lab-scale efficiency into clinical-grade, large-scale manufacturing without
compromising cell quality or safety. [Opportunity] for US/EU materials & component suppliers
to develop AI-driven CRISPR tools and reagents, and for OEMs & device manufacturers to
license this platform for universal cell therapy products. [Threat] to companies relying on less
efficient or immunogenic allogeneic iPSC platforms. Next Actions: [R&D;] Initiate internal
projects to explore Al-guided CRISPR for immune evasion within 1 month. [Legal/IP] Conduct
a thorough IP landscape analysis around AI-CRISPR and hypoimmune iPSC technologies
immediately. [Strategy] Develop a long-term strategy for 'universal donor' cell therapy
platforms by next quarter.
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I Deep Dive @ — In Vivo CAR T Therapy without Lymphodepletion

#23 | 2026/05/31 | Kelonia Therapeutics Press Release | Tech Novelty® ® ® ® ® Proximity ® @ OO O Market

Impact® @ ® ® O Data Reliability® ® ® ® O US/EU Relevancco ® @ ® ®

Kelonia Therapeutics' KLN-1010, a BCMA-targeted in vivo CAR T-cell therapy, showed promising anti-tumor
activity in multiple myeloma Phase 1 data, notably without lymphodepleting preconditioning.

This approach uses a lentiviral vector to generate CAR T cells directly within the patient, simplifying
treatment, reducing side effects, and potentially overcoming manufacturing challenges.

» Strategic Analyst's Perspective

Strategic Analyst's Perspective: In vivo CAR T therapy, especially without lymphodepletion, is a
significant technical leap, addressing major pain points of conventional CAR T (manufacturing
complexity, cost, and toxicity). The Phase 1 data, while early, is highly encouraging. The main
technical barrier is ensuring sustained, controlled CAR T cell generation and activity in vivo, and
managing potential vector-related toxicities. [Opportunity] for US/EU technology licensors and
IP holders in viral vector development and in vivo gene delivery. [Threat] to existing ex vivo
CAR T manufacturers and CDMOs, as this could render their processes obsolete. Next Actions:
[R&D;] Evaluate Kelonia's lentiviral vector technology and in vivo CAR T approach for potential
collaboration or competitive analysis within 2 weeks. [Procurement] Assess long-term impact
on CAR T manufacturing supply chains and identify alternative suppliers for in vivo components
by end of month. [Executive] Determine strategic pivot points for CAR T portfolio in light of in
vivo advancements by next quarter.

I Other Notable Articles

Vyjuvek Secures UK MHRA Approval; REGENXBIO's RGX-202 Achieves Primary Endpoint in Duchenne Muscular Dystrophy Phase 3 Trial (YouTube
(Lucid Quest))

Tech Novelty® @ ® ® O Proximity® ® ® ® ® Market Impacte ® @ @ O

Two major gene therapy milestones: a UK approval and a Phase 3 success, signaling market maturation.

FDA Issues New Draft Guidance to Accelerate Cell and Gene Therapy Development: Promoting Efficiency Through Prior Knowledge Utilization (FDA
Press Announcements)

Tech Novelty®@ OOOO Proximity® @ ® ® ® Market Impacte @ @ ® ®
FDA's new guidance to leverage 'prior knowledge' will significantly streamline CGT development and reduce
costs for US/EU firms.

Fujifilm Reshuffles Life Sciences Leadership and Opens New Facility to Quadruple iPSC Manufacturing Capacity (FUJIFILM Holdings America Corporation
Press Release)

Tech Novelty® @ OOO Proximity® ® @ ® O Market Impact®e @ @ @ O
Fujifilm's massive iPSC manufacturing expansion in the US highlights growing demand and critical need for

scale in regenerative medicine.

BlueRock Therapeutics Initiates Patient Enrollment for Parkinson's Disease iPSC-Derived Cell Therapy exPDite-2 Phase 3 Trial; Long-Term Follow-Up
Data Imminent (Neurology Live)

Tech Novelty® ® ® ® O Proximity® @ ® OO Market Impacte ® @ ® O
Phase 3 initiation for iPSC-derived neurons in Parkinson's offers hope for disease modification, a major unmet
need.
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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;] Review Phase 1 data from Fate Therapeutics (#04) and Kelonia Therapeutics (#23) for
implications on CAR T development without conditioning chemotherapy. Assess feasibility for internal
programs.

e [Strategy] Monitor upcoming Phase 3 data presentations from Intellia (#05, #13) and Cynata (#14)
to gauge near-term market shifts in gene and cell therapies.

e [Procurement] Identify potential CDMO partners and suppliers for advanced iPSC manufacturing
capabilities, given Fujifilm's expansion (#19) and Made Scientific/Pluristyx partnership (#16).

| Short-term (1 month)

e [R&D;] Evaluate the technical feasibility and competitive advantage of AI-designed CRISPR for
hypoimmune iPSCs (#10) for future off-the-shelf cell therapy platforms.

¢ [Legal/IP] Conduct an IP landscape analysis on in vivo gene editing and hypoimmune cell therapy
technologies to identify licensing opportunities or potential infringements.

e [Regulatory] Analyze FDA's new draft guidance on 'Prior Knowledge' (#12) to optimize existing and
future cell and gene therapy development pathways for accelerated approval.

I Medium-long term (quarter+)

¢ [Executive] Develop a strategic roadmap for integrating off-the-shelf iPSC and in vivo gene editing
technologies into the core product pipeline, considering potential M&A; targets.

e [Business Dev] Explore strategic partnerships with companies developing novel gene editing vaccines
(#08) or neuro-regenerative iPSC therapies (#21) to diversify therapeutic areas.

e [Strategy] Assess the long-term impact of regulatory streamlining and manufacturing scale-up on
market entry barriers and competitive dynamics in the regenerative medicine sector.

troy-technical.jp/en | Original curation. Article copyrights belong to respective authors. | Gemini API + Claude | 2026-06-07
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CRISPR Therapeutics to Detail Broadening Gene-
Editing Pipeline at June Investor Conferences,

Highlighting Approved Casgevy and Multidisease
Programs

Published May 28, 2026  Market Chameleon




| overview

CRISPR Therapeutics announced plans to present its expanding gene-editing pipeline
at three major investor conferences in early June 2026. The company will discuss the
commercial progress of its approved gene therapy, CASGEVY ®, for sickle cell disease
and transfusion-dependent beta thalassemia, alongside advancements in
cardiovascular, autoimmune, oncology, regenerative, and rare disease programs.
Emphasis will also be placed on their proprietary SyNTase™ platform, engineered for
enhanced precision and scalability in gene editing. These presentations aim to
provide investors with a comprehensive overview of the company's technological
leadership and strategic roadmap for commercial expansion across various

therapeutic areas.



| N DEPTH

Key Findings

CRISPR Therapeutics is set to unveil comprehensive updates on its diverse gene-editing
pipeline and strategic outlook at three prominent investor conferences in June 2026: the
Jefferies Global Healthcare Conference, the William Blair Annual Growth Stock
Conference, and the Goldman Sachs Global Healthcare Conference. The spotlight will be
on the commercial trajectory of CASGEVY ®, its groundbreaking gene therapy approved
for sickle cell disease and transfusion-dependent beta thalassemia, as well as the
progression of novel programs spanning cardiovascular, autoimmune, oncology,
regenerative medicine, and rare disease indications. These events represent a crucial
platform for the company to articulate its technological prowess and commercialization

strategy to the investment community.

Technical and Clinical Details

As a pioneer in gene-editing technology, CRISPR Therapeutics is leveraging the success
of CASGEVY ® to extend its therapeutic reach into new disease frontiers. The pipeline
presentations will include insights into disease-specific gene targeting approaches and
both in vivo and ex vivo editing strategies. A particular focus will be on the proprietary
SyNTase™ platform, a next-generation technology designed to achieve unprecedented
precision in targeting specific genomic loci and enhance the scalability of therapeutic
manufacturing. This innovation is expected to significantly accelerate the delivery of
advanced gene therapies to a broader patient population by optimizing efficacy and

reducing production hurdles.

Background and Industry Context

Gene editing stands at the forefront of regenerative medicine, offering curative potential
for genetic and intractable diseases previously unaddressable by conventional therapies.
The regulatory approval of CASGEVY ® marked a pivotal moment, solidifying the clinical
validity and safety profile of CRISPR technology. CRISPR Therapeutics' forward strategy
involves translating this success across multiple disease categories, maximizing the
commercial viability of gene-editing solutions. Key challenges in broader adoption, such
as minimizing off-target effects and optimizing manufacturing costs, are central to this
expansion. The SyNTase™ platform is positioned as a critical enabler in overcoming these

challenges, promising to advance the industry standard.



Future Outlook

The company aims to advance a robust portfolio of pipeline candidates into clinical
development within the coming years, thereby broadening therapeutic options for a
multitude of diseases. The investor conference presentations are designed to explicitly
detail these strategic objectives, fostering further investor confidence and facilitating
capital acquisition. The continuous evolution of gene-editing technologies holds the
promise of dramatically transforming patient lives, and CRISPR Therapeutics is
committed to solidifying its leadership in driving this revolutionary scientific and medical

progress.

Source: https://marketchameleon.com/articles/b/2026/5/28/crispr-therapeutics-gene-editing-pipeline-

investor-conferences-june-2026

Collected: June 05, 2026 | Automated Research System (Gemini API)
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EMA Initiates Review of Otarmeni's Hereditary Hearing
Loss Gene Therapy; Eli Lilly Announces Phase 2 Plans
for VERVE-102 in Cardiovascular Disease

Published May 28, 2026  LucidQuest Ventures USA

| overview

Key developments in the cell and gene therapy sector were reported on May 28,
2026, with Otarmeni's hereditary hearing loss gene therapy entering EMA review. Eli
Lilly detailed its Phase 2 clinical trial plans for VERVE-102, a gene-editing therapy for
cardiovascular disease. Separately, A2 Bio disclosed early research data for solid
tumor CAR T-cell therapy, and the Lupus Research Alliance (LRA) partnered with
Genentech to fund lupus CAR T research. BioCardia also updated open-label data for
CardiAMP CMI in chronic myocardial ischemia, signaling continued expansion and

promising early approvals in diverse disease areas.



| N DEPTH

Key Findings

The cell and gene therapy landscape witnessed several significant advancements as of
May 28, 2026. Notably, Otarmeni's gene therapy for hereditary hearing loss has entered
the European Medicines Agency (EMA) review process, escalating expectations for
regulatory approval in the rare disease space. Concurrently, Eli Lilly provided detailed
plans for the Phase 2 clinical trial of VERVE-102, its gene-editing therapeutic targeting
cardiovascular disease, underscoring the potential of gene-editing approaches in

widespread chronic conditions.

Technical and Clinical Details

Otarmeni's gene therapy aims to offer a curative solution for hearing loss caused by
specific genetic mutations, with the EMA review signaling recognition of its innovative
potential and clinical utility. VERVE-102, utilizing CRISPR technology, is designed for
permanent reduction of cholesterol by editing specific genes implicated in
atherosclerotic cardiovascular disease, with Phase 2 trials set to further validate its safety
and efficacy. Additionally, A2 Bio presented initial data suggesting tumor suppressive
effects from its solid tumor CAR T-cell therapy, while the LRA and Genentech's funding
for lupus CAR T research propels autoimmune applications. BioCardia's CardiAMP CMI
provided updated open-label data indicating improved cardiac function in patients with

chronic myocardial ischemia.

Background and Industry Context

Cell and gene therapies represent a paradigm shift in treating diseases that have
historically been recalcitrant to conventional pharmaceutical interventions, by directly
addressing their root causes. The scope of these therapies is rapidly expanding from rare
genetic disorders to common chronic conditions, with global regulatory bodies
expediting approval pathways for these transformative treatments. The recent
announcements reflect the increasing diversification of gene-editing applications and
heightened expectations for their role as therapeutic options, particularly for chronic

diseases affecting broad patient populations.



Future Outlook

These developments constitute crucial steps towards wider clinical adoption of cell and
gene therapies. The EMA's review of Otarmeni's therapy and Lilly's initiation of VERVE-
102 Phase 2 trials underscore that regulatory success and large-scale clinical validation
are indispensable for commercialization and expanding patient access. Moving forward,
the success of ongoing clinical trials, establishment of robust manufacturing processes,
and cost reduction strategies will be pivotal in ensuring the broad accessibility and

impact of these innovative therapies.

Source: https://www.lgventures.com/cell-and-gene-therapy-today-may-28-2026-lucidquest/

Collected: June 05, 2026 | Automated Research System (Gemini API)
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Vyjuvek Secures UK MHRA Approval; REGENXBIO's
RGX-202 Achieves Primary Endpoint in Duchenne
Muscular Dystrophy Phase 3 Trial

Published May 28, 2026  YouTube (Lucid Quest) USA

EPISODE #49
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| overview

A May 28, 2026, update reported that Vyjuvek, a gene therapy for dystrophic
epidermolysis bullosa, has received UK MHRA approval. Concurrently, REGENXBIO's
RGX-202, a gene therapy for Duchenne muscular dystrophy, achieved its primary
endpoint in an ongoing Phase 3 clinical trial. Other notable mentions include Beam
Therapeutics' BEAM-302 data for AATD presented at ATS 2026, a new collaboration
between Regeneron and Parabilis, EMA acceptance for Otarmeni's hereditary hearing

loss therapy, and preclinical data for TreeFrog's TFG-001 in Parkinson's disease

models.



| N DEPTH

Key Findings

According to the Gene and Cell Therapy Update released on May 28, 2026, Vyjuvek, a
treatment for dystrophic epidermolysis bullosa (DEB), has secured approval from the UK
Medicines and Healthcare products Regulatory Agency (MHRA). This marks a significant
milestone, representing the first gene therapy for this debilitating skin condition to
become available in the UK, offering substantial hope to patients. Simultaneously,
REGENXBIO announced that its gene therapy, RGX-202, for Duchenne muscular
dystrophy (DMD), achieved its primary endpoint in an ongoing Phase 3 clinical trial,

opening new avenues for DMD treatment.

Technical and Clinical Details

Vyjuvek is a topically applied gene therapy designed to promote skin healing in DEB
patients by introducing the deficient type VII collagen gene into skin cells. The UK MHRA
approval confirms its safety and efficacy after rigorous evaluation. RGX-202, on the other
hand, is an adeno-associated virus (AAV)-based gene therapy that delivers a
microdystrophin gene to muscle cells, aiming to address the underlying cause of DMD.
Achieving the primary endpoint in the Phase 3 trial underscores its clinical significance
and potential to improve patient outcomes. Furthermore, Beam Therapeutics presented
promising data for BEAM-302 in AATD at ATS 2026, and TreeFrog shared preclinical data

for TFG-001 in Parkinson's disease models.

Background and Industry Context

The field of gene therapy has experienced revolutionary progress in recent years,
particularly in its potential to offer curative approaches for rare and genetic diseases that
were previously untreatable. Vyjuvek's approval in a major market like the UK, following
its FDA approval, is a critical step towards global availability. The advancement of RGX-
202 offers a new therapeutic option for DMD, a progressive and debilitating disease,
bringing hope to patients and their families. These developments indicate growing
regulatory understanding and support, paving the way for more innovative gene

therapies to reach clinical practice.



Future Outlook

The market entry of Vyjuvek in the UK has the potential to significantly enhance the
quality of life for DEB patients, with further approvals anticipated in other regions. The
success of RGX-202 further solidifies the role of gene therapy in DMD treatment and
heightens expectations for its future market launch. While challenges such as expanding
manufacturing capacity, improving accessibility, and establishing health economics
remain for widespread adoption, these advancements unequivocally demonstrate cell

and gene therapy's central role as a pillar of next-generation medicine.

Source: https://www.youtube.com/watch?v=NPnmZIH4kAg
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Fate Therapeutics' iPSC-Derived CAR T Therapy FT836
Shows Tumor Reduction and Favorable Safety Profile in

KRASwt Colorectal Cancer Phase 1 Data at ASCO

Published June 01, 2026  GlobeNewswire (Fate Therapeutics Press Release) USA

Fcte

HERAPEUTICS

| overview

Fate Therapeutics presented preliminary Phase 1 clinical data for its iPSC-derived, off-
the-shelf CAR T-cell therapy, FT836, at the 2026 American Society of Clinical
Oncology (ASCO) Annual Meeting. The data demonstrated meaningful tumor
reduction in KRAS wild-type metastatic colorectal cancer patients without requiring
conditioning chemotherapy, exhibiting a favorable safety profile. FT836 targets
MICA/B antigens and was detected within tumor tissue, indicating successful
trafficking and persistence. This achievement highlights the significant potential of
iPSC-derived CAR T-cell therapies as a novel approach for refractory solid tumors with

limited existing treatments.
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Key Findings

Fate Therapeutics unveiled updated preliminary Phase 1 clinical data for its iPSC-derived,
off-the-shelf CAR T-cell therapy, FT836, targeting advanced solid tumors, at the 2026
American Society of Clinical Oncology (ASCO) Annual Meeting. Notably, the study
confirmed significant tumor reduction in targeted lesions for KRAS wild-type metastatic
colorectal cancer patients, achieved without the need for lymphodepleting conditioning
chemotherapy. FT836, which targets MICA/B antigens, was successfully detected within

tumor tissue, demonstrating a favorable safety profile alongside efficacy signals.

Technical and Clinical Details

FT836 is an investigational universal donor-derived CAR T-cell therapy generated from
induced pluripotent stem cells (iPSCs), incorporating Fate's proprietary 'Sword &
Shield™" technology. This innovative design aims to evade host immune responses while
efficiently targeting tumor cells. The presented data showed that FT836 was well-
tolerated at low to intermediate doses in heavily pretreated KRASwt metastatic colorectal
cancer patients. Crucially, it demonstrated tumor responses without conditioning
chemotherapy for the first time. Specifically, one of two evaluable patients achieved a
maximum target lesion reduction of 47%, and FT836 cells persisted in the tumor
microenvironment for at least 28 days post-administration, with in vitro studies

corroborating specific cytotoxic activity against MICA/B positive tumor cells.

Background and Industry Context

Metastatic colorectal cancer carries a poor prognosis, and even in KRAS wild-type cases,
existing treatment options are often limited. Conventional autologous CAR T-cell
therapies face challenges such as personalized manufacturing, time, and cost, alongside
the mandatory requirement for intense lymphodepleting conditioning chemotherapy.
Off-the-shelf iPSC-derived therapies like FT836 represent a significant breakthrough in
regenerative medicine, offering advantages in manufacturing standardization, rapid
availability, and the potential for administration without conditioning chemotherapy.
These results strongly support the feasibility of iPSC-derived CAR T-cell therapies in solid

tumors, marking a critical advancement for the industry.



Future Outlook

Fate Therapeutics plans to continue the clinical development of FT836, further evaluating
its efficacy and safety in larger patient cohorts. The potential to demonstrate efficacy
without conditioning chemotherapy is a major benefit for patients, reducing treatment
burden and enhancing accessibility, making future progress highly anticipated. FT836
holds the promise of becoming a transformative therapeutic option for patients with
advanced solid tumors, particularly those with refractory metastatic colorectal cancer,

offering new hope where options are currently scarce.

Source: https://www.globenewswire.com/news-release/2026/06/01/3304368/24675/en/fate-therapeutics-

showcases-clinical-data-for-ft836-at-the-american-society-of-cancer-oncology-annual-meeting.html
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Intellia Therapeutics to Unveil Additional Phase 3
HAELO Data for Lonvo-z, a Hereditary Angioedema
Therapy, at EAACI Annual Congress

Published June 01, 2026  Quiver Quantitative = USA

THERAPEUTICS

| overview

Intellia Therapeutics announced it would present additional Phase 3 HAELO clinical
trial data for lonvo-z (lonvoguran ziclumeran), its CRISPR-based gene-editing therapy
for hereditary angioedema (HAE), at the EAACI Annual Congress in Istanbul from June
12-15, 2026. The detailed results from the global, randomized, double-blind, placebo-
controlled study will be featured in a late-breaking oral presentation. An
accompanying poster will address the treatment burden faced by HAE patients in
Europe, providing a comprehensive view of the disease and its potential therapeutic

solutions.
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Key Findings

Intellia Therapeutics announced its plans to present additional data from the Phase 3
HAELO clinical trial of lonvo-z (lonvoguran ziclumeran), its CRISPR-based gene-editing
therapy for hereditary angioedema (HAE), at the European Academy of Allergy and
Clinical Immunology (EAACI) Annual Congress, scheduled from June 12-15, 2026, in
Istanbul. This highly anticipated presentation will be delivered as a late-breaking oral
session, expected to provide detailed insights into the efficacy and safety profile of this

innovative therapeutic.

Technical and Clinical Details

Lonvo-z is an in vivo gene-editing therapy designed to permanently suppress kallikrein
production, the underlying cause of hereditary angioedema, using the CRISPR/Cas9
system. The Phase 3 HAELO trial is a global, randomized, double-blind, placebo-
controlled study evaluating the efficacy and safety of lonvo-z in HAE patients, aiming to
achieve a lasting reduction in kallikrein levels and prevent HAE attacks with a single dose.
Previous preliminary data have shown promising results, and the upcoming data
presentation will offer critical insights into how this groundbreaking therapy could
transform the quality of life for HAE patients. An accompanying poster will further
discuss the burden of HAE on patients' daily lives in Europe, providing a holistic

perspective on the disease.

Background and Industry Context

Hereditary angioedema is a rare genetic disorder characterized by unpredictable swelling
attacks, significantly impacting patients' lives. Current treatments primarily focus on
symptom management, but in vivo gene-editing therapies like lonvo-z offer the
potential for a 'functional cure' by addressing the root cause of the disease. As a pioneer
in this field, Intellia Therapeutics has previously reported positive topline data for its HAE
therapy and has received expedited regulatory designations. This upcoming presentation

is a crucial step in driving a paradigm shift in HAE treatment.



Future Outlook

The presentation of detailed data at the EAACI Annual Congress marks a significant
milestone towards future regulatory submissions and market introduction of lonvo-z. For
HAE patients, a single-dose therapeutic option with the potential for sustained efficacy
addresses a major unmet medical need. If successful, this therapy could not only
dramatically improve the quality of life for HAE patients but also pave the way for the
development of in vivo gene-editing therapies for other genetic disorders. Investors and
medical professionals alike are keenly anticipating further advancements from this

innovative approach.

Source:
https://www.quiverquant.com/news/Intellia+ Therapeutics+to+Present+Phase+3+HAELO+Trial+ Data+for+Lonv

z+at+EAACI+Annual+Congress+2026
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High Volume of CRISPR Therapeutics Call Options
Reflects Strong Market Confidence in Gene-Editing
Pipeline

Published June 04, 2026 MarketBeat USA

THERAPEUTICS

| overview

On June 4, 2026, CRISPR Therapeutics (NASDAQ:CRSP) experienced exceptionally
high call option trading volume, indicating robust investor interest in the company.
This active trading reflects sustained confidence from analysts and investors in its
innovative gene-editing pipeline and market positioning, particularly following the
approval of Casgevy®. Recent analyst ratings and updated price targets further

underpin the positive outlook for CRISPR Therapeutics' future growth trajectory.
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Key Findings

On June 4, 2026, CRISPR Therapeutics (NASDAQ:CRSP) witnessed a remarkable surge in
call option trading volume, unequivocally signaling strong market interest and a positive
outlook for the pioneering gene-editing company. This trading activity aligns with recent
analyst upgrades and favorable research reports, reflecting a deepening investor
confidence in CRISPR Therapeutics' future growth prospects and technological

innovation.

Technical and Clinical Details

CRISPR Therapeutics has established its leadership in the gene therapy landscape
through the successful commercialization of Casgevy® (exagamglogene autotemcel), its
gene-editing therapy for sickle cell disease and transfusion-dependent beta thalassemia.
The intense market interest extends beyond Casgevy®'s current performance,
encompassing the company's broader pipeline. This pipeline includes advanced gene-
editing programs targeting cardiovascular diseases, autoimmune disorders, oncology,
and other rare conditions, all leveraging cutting-edge CRISPR technology to address the

root causes of disease.

Background and Industry Context

The field of gene editing is rapidly evolving, driven by groundbreaking scientific
discoveries and clinical successes. The approval of Casgevy® serves as a testament to
CRISPR technology's capability to deliver curative treatments for genetic diseases, further
intensifying investor engagement in this sector. The substantial call option trading
volume suggests that market participants anticipate the company will play a pivotal role
in this burgeoning market. This reaffirms the critical importance of technological
innovation and a robust pipeline for biotechnology companies to translate scientific

achievements into commercial success.



Future Outlook

CRISPR Therapeutics is poised for further growth through the continued expansion of
Casgevy ®'s market reach and the clinical progression of its pipeline products. Upcoming
clinical trial data and regulatory decisions will significantly influence the company's
valuation. The sustained market scrutiny and positive analyst outlook indicate that the
company is well-positioned to maintain its prominent standing at the frontier of genetic
medicine and generate long-term value. For investors, CRISPR Therapeutics remains an
attractive investment, driven by its innovative technology and considerable growth

potential.

Source: https://www.marketbeat.com/instant-alerts/stock-traders-buy-high-volume-of-crispr-

therapeutics-call-options-nasdaqcrsp-2026-06-04/
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Beam Therapeutics Stock Rises 2.04% After Receiving
Triangle Business Journal's 2026 Life Sciences Award,
Signaling Heightened Market Optimism

Published June 04, 2026  Traders Union  USA

| overview

Beam Therapeutics received the prestigious 2026 Life Sciences Award from Triangle
Business Journal, acknowledging its innovative contributions. Concurrently, the
company's stock experienced a 2.04% rise, reflecting positive market sentiment.
Technical analysis suggests further upward momentum may be possible following a
recent market pullback, indicating heightened investor expectations for the leading
base editing company. This movement is seen as a reflection of market confidence in
Beam Therapeutics' technology pipeline, particularly its advancing gene-editing

therapies.
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Key Findings

On June 4, 2026, Beam Therapeutics was honored with the esteemed 2026 Life Sciences
Award from Triangle Business Journal, a recognition that broadly acknowledges its
innovative scientific contributions. In tandem with this accolade, the company's stock
(NASDAQ:BEAM) recorded a 2.04% increase, clearly demonstrating a strong positive
response from the market. This stock appreciation is perceived as a reflection of Beam
Therapeutics' standing as a leader in base editing technology and the market's

anticipation of its future growth.

Technical and Clinical Details

Beam Therapeutics pioneers 'base editing' technology, which enables direct, reversible
modifications to individual DNA bases. This technology offers a revolutionary approach
to treating a broader range of genetic diseases by specifically targeting single-base
mutations, a feat often challenging with conventional CRISPR/Cas9 systems. The
company's pipeline features multiple therapeutic candidates for conditions such as sickle
cell disease and alpha-1 antitrypsin deficiency (AATD). Notably, BEAM-302, designed for
AATD, has shown promising early clinical data and is pursuing an accelerated approval

pathway with the FDA.

Background and Industry Context

The field of gene editing stands as one of the most promising areas in modern medicine,
and Beam Therapeutics has carved out a unique niche with its base editing technology.
This recent award signifies the company's recognition as one of the most impactful
entities within the life sciences sector. Furthermore, the stock's performance underscores
investor confidence in the long-term potential of the company's technology platform
and the commercial success of its therapies in development. Such positive market
validation is critical for emerging biotechnology companies as they transition

groundbreaking technologies from research into clinical application.



Future Outlook

With the momentum from the award and stock appreciation, Beam Therapeutics is
expected to accelerate the clinical development of its lead pipeline products. The
progress of BEAM-302 towards accelerated approval and the results from early-stage
clinical trials of other programs will be key drivers of the company's future growth. Beam
Therapeutics is poised to play a crucial role in shaping the future of genetic medicine by
applying its base editing technology to a wider array of diseases and providing

innovative treatments for patient populations with high unmet medical needs.

Source: https://tradersunion.com/news/companies/show/2240343-beam-therapeutics-rises-2-04percent-

today/
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CRISPR Gene Editing Utilized: First Leishmaniasis

Vaccine Receives FDA IND Approval, Advancing to
Phase 1 Clinical Trial

Published June 02, 2026  Ohio State News USA

| overviEw

The first leishmaniasis vaccine, developed by researchers at Ohio State University, is
set to begin a Phase 1 clinical trial after receiving Investigational New Drug (IND)
approval from the FDA. This innovative vaccine uses CRISPR gene-editing technology
to genetically modify the Leishmania parasite to induce an immune response. The
IND approval paves the way for initial safety testing in healthy volunteers, indicating a
potential new preventive strategy against parasitic infections. This marks a significant

milestone as CRISPR technology begins to be applied to infectious disease control.
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Key Findings

The world's first leishmaniasis vaccine, developed using CRISPR gene-editing technology,
has received Investigational New Drug (IND) approval from the U.S. Food and Drug
Administration (FDA). This approval enables the vaccine to proceed to Phase 1 clinical
trials in healthy volunteers. This groundbreaking advancement opens the door for a
novel preventive strategy against leishmaniasis, a disease that has historically been

challenging to treat.

Technical and Clinical Details

This novel vaccine employs a unique approach by genetically modifying the Leishmania
parasite itself using CRISPR technology. Specifically, certain genes within the parasite are
edited to attenuate its pathogenicity while retaining its ability to elicit a robust immune
response. The vaccine is thus expected to function as a live attenuated vaccine, building
long-lasting protection in the host's immune system. The Phase 1 clinical trial will assess
the vaccine's safety, tolerability, and initial immune responses in a small cohort of

healthy volunteers.

Background and Industry Context

Leishmaniasis is a parasitic disease transmitted by sandflies, affecting tens of thousands
of people worldwide annually, with a high fatality rate if untreated. Existing treatments
often have severe side effects, and the emergence of drug-resistant strains poses a
significant challenge. Consequently, developing an effective vaccine has been a long-
standing goal. While CRISPR technology has garnered attention for its high gene-editing
precision and versatility in cancer and genetic disease therapies, its application to the

leishmaniasis vaccine demonstrates its new potential in infectious disease control.



Future Outlook

If this CRISPR-edited vaccine demonstrates favorable results in the Phase 1 clinical trial, it
could revolutionize leishmaniasis prevention. Furthermore, its success would pave the
way for the development of gene-editing vaccines against other parasitic diseases, such
as malaria and toxoplasmosis. The utilization of CRISPR technology in the infectious
disease sector holds the promise of being more rapid and efficient than traditional
vaccine development methods, potentially making significant contributions to global
public health. The progress of its clinical development is being closely watched by

researchers and healthcare professionals worldwide.

Source: https://news.osu.edu/phase-1-clinical-trial-set-to-begin-on-first-leishmaniasis-vaccine/
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Japan Nears Approval of BioCardia's CardiAMP Heart

Failure Cell Therapy: PMDA Issues Consultation Record
Supporting Regulatory Submission

Published June 04, 2026  Longevity.Technology Japan

‘

| overview

Japan has moved closer to approving BioCardia's CardiAMP cell therapy for ischemic
heart failure with reduced ejection fraction (HFrEF). Japan's Pharmaceuticals and
Medical Devices Agency (PMDA) issued a Consultation Record supporting a future
regulatory submission for the therapy. This indicates a positive stance from Japanese
regulators towards regenerative medicine approaches for heart conditions, especially
severe cases like HFrEF. The cell therapy, which uses the patient's own bone marrow

cells, is recognized as a groundbreaking regenerative medicine product.
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Key Findings

Japan has made significant progress towards the approval of BioCardia's CardiAMP cell
therapy for the treatment of ischemic heart failure with reduced ejection fraction (HFrEF).
The Japanese Pharmaceuticals and Medical Devices Agency (PMDA) issued a
Consultation Record to BioCardia, indicating support for the future regulatory
submission of the therapy. This move signifies that Japanese regulatory authorities are
actively evaluating innovative regenerative medicine approaches for heart conditions

and are open to making them available to patients.

Technical and Clinical Details

The CardiAMP cell therapy is an autologous cellular treatment that aims to repair and
regenerate heart tissue using the patient's own bone marrow-derived stem cells. It
specifically targets HFrEF patients, with expectations of improving cardiac function,
facilitating cardiac remodeling, and alleviating symptoms. The PMDA's Consultation
Record reflects a positive view that CardiAMP's clinical data may meet Japanese approval
standards, suggesting a favorable assessment of its safety profile and efficacy data from
previous clinical trials. This therapy addresses scar tissue after myocardial infarction by

harnessing the natural healing capabilities of the patient's own cells.

Background and Industry Context

Heart failure is a major public health challenge with increasing prevalence globally,
including in Japan, and HFrEF, in particular, carries a poor prognosis with limited
treatment options. Japan has fostered a proactive regulatory environment to support
innovation in this field, exemplified by its 'conditional early approval system' for
regenerative medicine products. The recent PMDA Consultation Record is a concrete
example of this Japanese policy in action, paving the way for advanced cell therapies
developed internationally to enter the Japanese market. This is expected to accelerate
access to new treatment options for Japanese patients suffering from intractable

diseases.



Future Outlook

Following the positive Consultation Record from the PMDA, BioCardia is expected to
accelerate its preparations for regulatory submission in Japan. If approved, CardiAMP cell
therapy would not only provide a revolutionary treatment for heart failure patients in
Japan but also further solidify Japan's position in the global regenerative medicine
market. The finalization of clinical data and the progression of regulatory applications
will be key to the widespread adoption of this groundbreaking cardiac cell therapy.
Investors and healthcare professionals anticipate with great interest the impact this

therapy will have on heart failure treatment in Japan.

Source: https://longevity.technology/news/japan-moves-closer-to-approving-biocardia-heart-failure-
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REPROCELL Unveils Al-Designed CRISPR for
Hypoimmune iPSC Engineering, Accelerating Off-the-

Shelf Cell Therapy Development

Published June 04, 2026 REPROCELL Japan
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| overview

REPROCELL announced that its StemEdit platform, integrating Al-designed CRISPR
with optimized workflows, has achieved high gene-editing efficiency and reduced off-
target activity in induced pluripotent stem cells (iPSCs). This innovative technology is
crucial for developing 'hypoimmune iPSCs' that evade host immune rejection,
significantly accelerating the commercialization of off-the-shelf cell therapies. The
StemEdit platform maintains iPSC pluripotency and genomic stability post-editing,

enabling safer and more versatile cell therapy products.
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Key Findings

REPROCELL announced that its StemEdit platform, which combines Al-designed CRISPR
gene-editing technology with optimized workflows, has achieved superior efficiency and
significantly reduced off-target activity in induced pluripotent stem cells (iPSCs)
compared to conventional methods. This breakthrough is paramount for developing
‘hypoimmune iPSCs' that can evade host immune rejection, thereby substantially
accelerating the realization of off-the-shelf cell therapies applicable to a diverse patient

population.

Technical and Clinical Details

The StemEdit platform utilizes Al algorithms to design CRISPR guide RNAs, ensuring high
binding specificity to target genes and minimal off-target effects. REPROCELL
researchers have demonstrated that this platform can maintain both the pluripotency
(the ability to differentiate into any cell type of the body) and genomic stability (the
integrity of genetic information) of iPSCs even after genome editing. Specifically, the
successful 'hypoimmunization' strategy involves editing major histocompatibility
complex (MHC) genes, making iPSC-derived cells less recognizable by the host's immune
system. This approach aims to reduce the time and cost associated with preparing

patient-specific donor cells, enabling rapid and widespread therapeutic application.

Background and Industry Context

iPSC-derived cell therapies hold immense promise for treating numerous intractable
diseases such as Parkinson's disease, diabetes, and heart disease. However, significant
challenges have persisted: high costs and prolonged manufacturing times for autologous
cells, and severe immune rejection for allogeneic cells. Hypoimmune iPSC technology
offers a fundamental solution to the immune rejection problem, making 'universal donor
cells' a reality in regenerative medicine. The convergence of Al and CRISPR dramatically
enhances the precision and efficiency of gene editing, establishing a critical
technological milestone for the commercialization and dissemination of regenerative

medicine.



Future Outlook

REPROCELL's StemEdit platform is poised to accelerate the development of hypoimmune
iPSCs, paving the way for safer and more effective off-the-shelf cell therapy products in
clinical applications. This technology is expected to reduce manufacturing costs for
regenerative medicine products and improve access to treatment, ultimately benefiting a
vast number of patients. Strong expectations exist for cell therapies utilizing
hypoimmune iPSCs, generated from this platform, to advance into clinical trials across
various disease areas and establish themselves as new therapeutic options. The
integration of Al and CRISPR holds the potential to profoundly transform the future of

regenerative medicine.

Source: https://www.reprocell.com/blog/ai-designed-crispr-enables-hypoimmune-ipsc-engineering-for-

off-the-shelf-cell-therapy
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Century Therapeutics to Present iPSC-Derived CNTY-
813 (Featuring Allo-Evasion™ 5.0) for Type 1 Diabetes
at ADA 86th Scientific Sessions

Published June 04, 2026  Benzinga USA

| overview

Century Therapeutics is scheduled to deliver an oral presentation on its innovative
iPSC-derived islet cell replacement therapy, CNTY-813, for Type 1 diabetes at the
American Diabetes Association (ADA) 86th Scientific Sessions on June 5, 2026. This
therapy incorporates the company's proprietary Allo-Evasion™ 5.0 technology,
designed to circumvent immune rejection, highlighting its potential as an off-the-
shelf cellular therapeutic. The presentation underscores Century Therapeutics'
commitment to providing long-term treatment solutions for Type 1 diabetes patients

and raises expectations for its future clinical development and market introduction.
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Key Findings

Century Therapeutics announced that it will make a significant oral presentation on its
pioneering iPSC-derived islet cell replacement therapy, CNTY-813, for the treatment of
Type 1 diabetes at the American Diabetes Association (ADA) 86th Scientific Sessions on
June 5, 2026. The presentation will underscore the advanced nature of CNTY-813, which
is engineered with the company's proprietary Allo-Evasion™ 5.0 technology designed to
effectively evade immune rejection. This technology significantly broadens the potential

of CNTY-813 as an off-the-shelf cellular therapeutic.

Technical and Clinical Details

CNTY-813 aims to restore lost insulin-producing function in Type 1 diabetes patients
using islet cells differentiated from induced pluripotent stem cells (iPSCs). Central to this
therapy is Century Therapeutics' Allo-Evasion™ 5.0 platform, which combines multiple
gene-editing strategies, including modification of major histocompatibility complex
(MHC) genes and introduction of immune checkpoint molecules, to prevent donor cells
from being attacked by the host's immune system. This approach is expected to enable
long-term cell engraftment and function with minimal or no immunosuppressive drugs.
The off-the-shelf nature of the therapy eliminates the need for patient-specific

manufacturing, enhancing treatment access and scalability.

Background and Industry Context

Type 1 diabetes is a chronic autoimmune disease where the body's insulin-producing
pancreatic cells are destroyed, requiring lifelong insulin replacement therapy. While
existing islet transplantation is effective, it is hampered by donor scarcity and the
necessity for lifelong immunosuppression. iPSC-derived islet cell therapy holds promise
as a solution to donor shortages, but immune rejection remains a significant hurdle.
Century Therapeutics' Allo-Evasion™ 5.0 technology represents a cutting-edge approach
to resolving this immune rejection problem, potentially revolutionizing Type 1 diabetes
treatment. This marks a crucial step toward realizing universal donor cell therapies in

regenerative medicine.



Future Outlook

The presentation of CNTY-813 at the ADA Scientific Sessions will be a major focal point
for the scientific community and investors. If the Allo-Evasion™ 5.0 technology is
demonstrated to function successfully in a clinical setting, CNTY-813 could become a
new standard of care for Type 1 diabetes patients. Century Therapeutics aims to
accelerate this groundbreaking therapy into clinical trials and ultimately provide hope for
many patients to achieve insulin independence. This advancement showcases the broad
potential of iPSC-derived cell therapies and is poised to have a significant impact on the

future of regenerative medicine.

Source: https://www.benzinga.com/quote/IPSC/events
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FDA Issues New Draft Guidance to Accelerate Cell and
Gene Therapy Development: Promoting Efficiency
Through Prior Knowledge Utilization

Published June 02, 2026  FDA Press Announcements USA

| overview

The FDA announced new draft guidance on June 2, 2026, aimed at accelerating the
development of cell and gene therapies. This guidance encourages sponsors to
effectively leverage 'prior knowledge,' particularly for treatments targeting serious or
rare diseases. It is expected to reduce redundant testing across Chemistry,
Manufacturing, and Controls (CMC), nonclinical, and clinical development phases,
streamlining the overall development process. This initiative demonstrates the FDA's

commitment to swiftly deliver groundbreaking therapies to patients.
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Key Findings

The U.S. Food and Drug Administration (FDA) announced new draft guidance on June 2,
2026, designed to accelerate the development of cell and gene therapies. This guidance
specifically encourages sponsors to strategically utilize 'Prior Knowledge' for therapies
targeting serious or rare diseases with high unmet medical needs. The initiative is
expected to streamline the overall development process by reducing redundant testing
at various stages of research and development, thereby accelerating the path to

approval.

Technical and Clinical Details

‘Prior Knowledge' refers to comprehensive scientific information derived from past
experiences, data, or platform technologies. The new guidance specifically recommends

applying prior knowledge in the following areas:

e Chemistry, Manufacturing, and Controls (CMC): Data on manufacturing processes,

quality testing, and stability obtained from similar products or platform technologies.

¢ Nonclinical Development: Known information regarding the safety and toxicity

profiles of similar gene therapy vectors or cell products.

¢ Clinical Development: Past clinical trial data for therapies with similar mechanisms of

action or for the same type of disease.

This approach is anticipated to diminish the necessity of generating data from scratch for
each development program, leading to shorter development timelines and reduced

costs.



Background and Industry Context

Cell and gene therapies hold the potential to deliver therapeutic effects impossible with
traditional pharmaceuticals, but their complexity often results in protracted and high-
cost development processes. To ensure rapid patient access, the FDA has introduced
expedited approval pathways, such as the Regenerative Medicine Advanced Therapy
(RMAT) designation. This draft guidance complements these existing frameworks, aiming
to further foster innovation by enabling companies to more actively leverage
accumulated scientific insights and platform technology experience. This demonstrates
the regulatory agency's commitment to supporting the evolution of emerging

technologies while balancing scientific rigor and efficiency.Future Outlook

This draft guidance will undergo a public comment period before finalization. By utilizing
this guidance, companies will be able to optimize their development strategies and bring
therapies, especially for rare diseases, to market more quickly. This is a critical step
toward advancing the entire cell and gene therapy sector and increasing patient access
to groundbreaking treatments. The FDA's initiative may also influence global regulatory

trends regarding efficiency and innovation in biopharmaceutical development.

Source: https://www.fda.gov/
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Intellia Therapeutics Sees Steady Progress with HAE
Therapy Lonvo-Z and ATTR Amyloidosis Therapy Nex-
Z; FDA Lifts Clinical Hold on Nex-Z

Published May 31, 2026  Seeking Alpha  USA

| overview

Intellia Therapeutics has demonstrated steady progress in the clinical development of
Lonvo-Z for hereditary angioedema (HAE) and Nex-Z for ATTR amyloidosis. Positive
data reported from the Phase 3 HAELO study for Lonvo-Z and the FDA's lifting of the
clinical hold on Nex-Z's Phase 3 trials underscore the success of its pipeline. This

article provides a detailed analysis of the potential for ‘functional cures' offered by
these in vivo CRISPR drugs, the company's strong financial position, and anticipated

historic commercial approvals.
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Key Findings

Intellia Therapeutics is making steady and significant progress in the clinical
development of Lonvo-Z, its therapy for hereditary angioedema (HAE), and Nex-Z, for
ATTR amyloidosis, marking crucial milestones. Specifically, positive data reported from
the Phase 3 HAELO study for Lonvo-Z and the FDA's decision to lift the clinical hold on
Nex-Z's Phase 3 trials highlight the robust momentum within the company's pipeline.
These advancements heighten the potential for both therapies to offer 'functional cures'

for their respective diseases.

Technical and Clinical Details

Lonvo-Z is a single-dose gene-editing therapy utilizing the CRISPR/Cas9 system,
designed to permanently suppress kallikrein gene expression in vivo, which is the
underlying cause of HAE. The positive data from the Phase 3 HAELO study demonstrate
its ability to significantly reduce the frequency and severity of HAE attacks, suggesting a
dramatic improvement in patients' quality of life. Conversely, Nex-Z aims to achieve in
vivo knockdown of either mutant or wild-type transthyretin (TTR) gene expression,
responsible for ATTR amyloidosis. The FDA's lifting of the clinical hold on Nex-Z indicates
that safety concerns have been resolved, paving the way for accelerated development.
This progress underscores the robustness of the company's liver-targeted in vivo CRISPR

platform.

Background and Industry Context

Intellia Therapeutics stands at the forefront of the field as a leader in in vivo CRISPR
gene-editing technology. Diseases such as HAE and ATTR amyloidosis represent areas of
high unmet medical need, where existing therapies either inadequately control disease
progression or necessitate lifelong treatment. Intellia's in vivo approach, by correcting
the fundamental cause of disease at the genetic level, offers the potential for lifelong
functional cures, attracting substantial investor interest. The company's strong financial
position, with approximately $1 billion in cash, provides stability for advancing these

high-cost R&D programs.



Future Outlook

Lonvo-Z is approaching a historic commercial approval as a therapeutic option for HAE.
If approved, it could become one of the first in vivo CRISPR therapies to offer sustained
effects with a single dose. The resumption of clinical trials for Nex-Z allows for further
exploration of its potential as a powerful treatment option for ATTR amyloidosis, another
severe disease. These successes highlight the potential applicability of Intellia's platform
technology to other disease areas (e.g., other liver diseases and neurodegenerative
disorders), solidifying the company's central role in shaping the future of genetic
medicine. Investors maintain high expectations for the long-term value creation

stemming from these advancements.

Source: https://seekingalpha.com/article/4910365-intellia-therapeutics-steady-progress-historic-

commercial-approval-in-sight
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Cynata Therapeutics to Announce Phase 3 iPSC-Derived
MSC Results for Knee Osteoarthritis in June; Acute
GVHD Phase 2 Nears Completion

Published May 28, 2026  Regen Report  Australia

| overview

Cynata Therapeutics is set to release top-line results from its Phase 3 clinical trial,
'STOP-OA," for knee osteoarthritis (KOA) using iPSC-derived mesenchymal stem cells
(iPSC-MSC). The KOA trial database has been locked, with data analysis underway,
and top-line data expected in June 2026. Additionally, the Phase 2 '"MSC-GEMINI' trial
for acute GVHD is in its final stages, with results anticipated in June or July. These trial
outcomes are expected to validate the broad clinical value of Cynata's stem cell

platform.
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Key Findings

Cynata Therapeutics, an Australian biotechnology firm, is scheduled to announce top-
line data from its Phase 3 clinical trial, 'STOP-OA," for knee osteoarthritis (KOA) using
'‘Cymerus™," its induced pluripotent stem cell (iPSC)-derived mesenchymal stem cells
(MSCs), during June 2026. This milestone represents a significant step towards the
commercialization of its iPSC-derived MSC platform. Concurrently, the Phase 2 ‘MSC-
GEMINI' trial targeting acute graft-versus-host disease (aGVHD) is also in its final stages,

with results anticipated to be released in June or July.

Technical and Clinical Details

Cynata's Cymerus™ platform possesses the unique capability to generate MSCs
indefinitely from a single iPSC master cell bank, enabling large-scale, standardized MSC
supply. The STOP-OA trial for KOA evaluates the safety and efficacy of intra-articular
administration of Cymerus™ in patients with moderate to severe KOA. With data locked
and analysis underway, objective metrics regarding treatment efficacy, pain reduction,
and improved joint function are highly anticipated. Meanwhile, the MSC-GEMINI trial
assesses Cymerus™ efficacy in aGVHD patients, where preliminary data have already

suggested a favorable safety profile and promising response rates.

Background and Industry Context

KOA is a debilitating disease affecting hundreds of millions globally. Existing treatments
can slow disease progression but have limited capacity for cartilage regeneration or
functional restoration. MSC therapy holds significant promise as a new therapeutic
option for KOA due to its anti-inflammatory, immunomodulatory, and tissue-repair
capabilities. Cynata's iPSC-derived MSCs may offer advantages over traditional bone
marrow-derived MSCs in terms of consistency, manufacturing scalability, and ethical
considerations. aGVHD is also a lethal complication following hematopoietic stem cell
transplantation, with limited effective treatments, implying that the MSC-GEMINI results

could significantly impact clinical practice.



Future Outlook

The Phase 3 results of the STOP-OA trial will provide definitive evidence on whether
iPSC-derived MSCs have the potential to transform the standard of care for KOA. If
positive results are achieved, Cynata will be able to proceed rapidly with regulatory
approval applications, paving the way for a new therapeutic option in the market.
Combined with the MSC-GEMINI trial results, these data will be critical in establishing the
broad applicability and commercial potential of Cynata's Cymerus™ platform. Investors
and medical professionals are eagerly watching these announcements for their

implications on the regenerative medicine landscape.

Source: https://theregenreport.com/2026/05/27/ipsc-race-heating-up-cynata-to-report-phase-3-ipsc-

derived-mesenchymal-stem-cell-for-knee-osteoarthritis-soon/
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Fate Therapeutics Presents FT819/FT839 Data at EULAR
2026: Rapid, Sustained Improvement and Favorable
Safety Profile in SLE Patients

Published June 04, 2026  GlobeNewswire (Fate Therapeutics Press Release) USA
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| overview

Fate Therapeutics presented data from its off-the-shelf CAR T-cell programs, FT819
and FT839, at the 2026 European Congress of Rheumatology (EULAR) Annual
Meeting. FT819 demonstrated rapid and sustained clinical improvement in systemic
lupus erythematosus (SLE) patients when combined with low-intensity conditioning
chemotherapy, maintaining a favorable tolerability profile. FT839 is scheduled to
complete preclinical activities to support an IND submission for autoimmune diseases
and hematologic malignancies in 2026. These achievements underscore the

significant potential of iPSC-derived CAR T cells in treating autoimmune diseases.
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Key Findings

At the 2026 European Congress of Rheumatology (EULAR) Annual Meeting, Fate
Therapeutics presented crucial data from its iPSC-derived, off-the-shelf CAR T-cell
programs, FT819 and FT839, targeting autoimmune diseases and hematologic
malignancies. Notably, Phase 1 clinical trial data for FT819 in systemic lupus
erythematosus (SLE) patients demonstrated rapid and sustained clinical improvement
when combined with low-intensity conditioning chemotherapy, while maintaining a
favorable tolerability profile. For FT839, preclinical activities supporting an Investigational

New Drug (IND) application are scheduled to conclude in 2026.

Technical and Clinical Details

FT819 is a universal donor iPSC-derived CD19-targeting CAR T-cell therapy designed to
efficiently eliminate pathogenic autoreactive B cells in the treatment of autoimmune
diseases. Data from SLE patients indicated a rapid reduction in disease activity
immediately following treatment, suggesting the potential for long-lasting effects. This
therapy holds promise as a new option for patients who are refractory to conventional
immunosuppressive treatments. FT839, on the other hand, is a highly engineered iPSC-
derived CAR T-cell expressing CARs against multiple target antigens, further
incorporating immune evasion and apoptosis-inducing functionalities. Its development
aims to address diverse unmet needs in both autoimmune diseases and hematologic

malignancies.

Background and Industry Context

Autoimmune diseases such as Systemic Lupus Erythematosus (SLE) are challenging to
achieve complete remission with conventional therapies, and long-term use of
immunosuppressants carries significant side effects. While CAR T-cell therapy initially
showed revolutionary success in hematologic cancers, its application to autoimmune
diseases has rapidly advanced in recent years. Fate Therapeutics' iPSC-derived, off-the-
shelf CAR T cells offer advantages such as reduced manufacturing costs, rapid
availability, and manufacturing consistency by eliminating the need for patient-specific
cell collection and production. This represents a significant advancement in the field,

with the potential to provide accessible treatments to a broader patient population.



Future Outlook

The positive clinical results of FT819 in SLE patients strongly support the future potential
of iPSC-derived CAR T-cell therapy for autoimmune diseases. Fate Therapeutics plans to
accelerate the clinical development of FT819, with plans to initiate a Phase 2 RECLAIM-
LN study for lupus nepbhritis. Coupled with the progress towards an IND application for
FT839, these programs demonstrate the company's commitment to establishing
leadership in iPSC-derived cell therapy and providing groundbreaking treatments for
patients with refractory autoimmune diseases and cancer. The EULAR presentation is
crucial for establishing the necessary credibility for these therapies to reach clinical

practice.

Source: https://ir.fatetherapeutics.com/news-releases/news-release-details/fate-therapeutics-showcases-

data-ft819-and-ft839-programs
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Made Scientific and Pluristyx Announce Integrated
iPSC Development & Manufacturing Partnership to

Accelerate Next-Generation iPSC-Derived Cell
Therapies

Published June 04, 2026 PR Newswire USA

pluristyx

| overview

Made Scientific, a cell therapy CDMO, and Pluristyx, an iPSC platform technology
provider, announced an integrated iPSC development and manufacturing partnership.
This collaboration aims to accelerate the clinical and commercial translation of next-
generation iPSC-derived cell therapies. By combining Pluristyx's FDA Drug Master
File-backed PluriBank™ clinical-grade iPSC lines with Made Scientific's GMP
manufacturing expertise, clients will receive end-to-end services from iPSC line
selection to GMP manufacturing and commercial supply. This partnership integrates
advanced technologies such as iACT Stealth™ immune evasion and FailSafe™ safety

switch to enable more efficient and safer cell therapy development.
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Key Findings

Made Scientific, a leading Cell and Gene Therapy Contract Development and
Manufacturing Organization (CDMO), and Pluristyx, a pioneer in induced pluripotent
stem cell (iPSC) platform technologies, have announced a comprehensive development
and manufacturing partnership aimed at accelerating the clinical and commercial
translation of next-generation iPSC-derived cell therapies. This strategic collaboration
integrates the strengths of both companies to provide cell therapy developers with end-
to-end services, from iPSC line selection through final GMP manufacturing and

commercial supply.

Technical and Clinical Details

At the core of this partnership are Pluristyx's PluriBank™ clinical-grade iPSC lines,
supported by an FDA Drug Master File (DMF), which simplifies regulatory hurdles during
the development process. Made Scientific will integrate Pluristyx's advanced iPSC
platform technologies, specifically the iACT Stealth™ immune evasion technology and
FailSafe™ safety switch technology, into its GMP manufacturing workflows. The iACT
Stealth™ is designed to minimize rejection by the host immune system, enhancing the
feasibility of off-the-shelf cell therapies. The FailSafe™ safety switch provides a
mechanism to eliminate cells in case of adverse events, thereby improving treatment
safety. This integrated approach allows developers to advance innovative iPSC-derived

cell therapies to the clinic more efficiently and with reduced risk.



Background and Industry Context

iPSC-derived cell therapies hold immense potential as treatments for numerous
intractable diseases, including cancer, neurodegenerative disorders, cardiac conditions,
and diabetes. However, complex manufacturing processes, alongside challenges in
safety, efficacy, and regulatory compliance, have posed significant hurdles to
commercialization. The partnership between Made Scientific and Pluristyx reflects the
industry's evolution in addressing these challenges. By combining their expertise,
developers can transition smoothly from research and development to clinical stages
and ultimately commercialization, thereby accelerating patient access. Particularly, as
demand for off-the-shelf cell therapies grows, the integration of standardized
manufacturing and immune evasion technologies is critical for establishing a competitive

advantage in the market.

Future Outlook

This partnership signifies a major step forward in the iPSC-derived cell therapy
development ecosystem. Both companies aim to drive industry-wide standardization and
efficiency, leading to more iPSC-derived cell therapy candidates progressing through
clinical stages and ultimately reaching patients. Moving forward, Made Scientific and
Pluristyx are expected to expand the pipeline of co-developed therapies and
continuously drive innovation in the cell therapy sector through their advanced
manufacturing platforms and technologies. This collaboration is set to play a pivotal role

in shaping the future of regenerative medicine.

Source: https://www.prnewswire.com/news-releases/made-scientific-and-pluristyx-launch-integrated-
ipsc-development--manufacturing-partnership-to-advance-next-generation-ipsc-derived-cell-therapies-
302791712.html
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Sana Biotechnology to Initiate Hypoimmune Cell
Therapy and In Vivo CAR T Trials This Year, with Data
Expected Within 12 Months

Published June 03, 2026  TradingView USA

| overview

Sana Biotechnology is set to commence clinical trials for two key platforms this year: a
hypoimmune cell therapy targeting Type 1 diabetes and an in vivo CAR T platform for
oncology and autoimmune diseases. Initial data for both platforms are anticipated
within the next 12 months. The company emphasizes the potential of these therapies
to eliminate the need for existing immunosuppressive treatments, offering safer and
more effective therapeutic options. This development clearly demonstrates Sana's
innovative approach in regenerative medicine and gene therapy, and its commitment

to commercialization.
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Key Findings

Sana Biotechnology has reported plans to initiate clinical trials within 2026 for its two
primary technology platforms: a hypoimmune cell therapy targeting Type 1 diabetes and
an in vivo CAR T platform for oncology and autoimmune diseases. Initial data from these
trials are expected within the next 12 months, signaling a potential revolution in existing
treatment paradigms. This strategic move underscores Sana's commitment to innovative
regenerative medicine and its capability to drive clinical advancements in areas of high

unmet medical need.

Technical and Clinical Details

Sana's hypoimmune cell therapy platform aims to prevent donor cells from being
recognized by the host's immune system through editing of major histocompatibility
complex (MHC) genes. This approach seeks to eliminate the need for
immunosuppressive drugs, enabling iPSC-derived cells to be delivered 'off-the-shelf' to
various patients. Particularly in Type 1 diabetes, where immune rejection has been a
challenge for islet cell transplantation, this technology holds the potential to overcome
this barrier and restore insulin-producing capacity. The in vivo CAR T platform utilizes
CRISPR gene-editing technology to generate CAR T cells directly within the patient's
body, thereby bypassing complex ex vivo manufacturing processes and simplifying
cancer and autoimmune disease treatments. Clinical trials will evaluate the safety,

tolerability, and initial efficacy of these novel therapeutic approaches.

Background and Industry Context

The fields of cell and gene therapy have made remarkable progress over the past few
decades, yet immune rejection and complex manufacturing processes remain significant
challenges. Sana Biotechnology's hypoimmune technology has the potential to
accelerate the widespread adoption of off-the-shelf cell therapies by evading
alloimmune responses. Furthermore, in vivo CAR T technology could be a game-changer
for addressing manufacturing costs and treatment accessibility, making CAR T therapies
available to a broader patient population. These technologies are crucial for shaping the
future of regenerative medicine, offering curative potential for diseases challenging to

treat with conventional methods.



Future Outlook

The initiation of Sana Biotechnology's clinical trials represents a critical milestone as the
company's technology transitions from fundamental research to clinical application. The
initial data, expected within the next year, will provide the first indications for evaluating
the impact these innovative therapies could have on patients. If successful, Sana's
platforms could establish new therapeutic paradigms addressing a wide range of medical
needs, including freeing Type 1 diabetes patients from insulin dependence, reducing
treatment burdens for cancer patients, and improving the quality of life for those with
autoimmune diseases. Investors and healthcare professionals are highly anticipating the

broader impact of this progress on the cell and gene therapy sector.

Source: https://www.tradingview.com/news/urn:summary_document_transcript:quartr.com:3468969:0-
sana-hypoimmune-cell-therapy-and-in-vivo-car-t-trials-to-start-this-year-with-data-expected-in-12-
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Avai Bio Achieves GMP Milestone for Anti-Aging Cell
Therapy; Beam Therapeutics Targets Accelerated
Approval for BEAM-302; Sana Partners with Mayo
Clinic for Type 1 Diabetes

Published May 28, 2026  Newswire.ca Canada

| overview

Multiple biotech companies reported significant advancements: Avai Bio completed
its GMP-grade Master Cell Bank (MCB) for the a-Klotho anti-aging program, paving
the way for preclinical and clinical trials. Beam Therapeutics released clinical data for
BEAM-302, targeting an FDA accelerated approval pathway. Sana Biotechnology
announced a strategic partnership with Mayo Clinic to accelerate the development of
SC451, a hypoimmune iPSC-derived islet cell therapy for Type 1 diabetes. These
announcements highlight broad innovation and therapeutic progress across various

disease areas within the cell and gene therapy sector.
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Key Findings

According to announcements on May 28, 2026, several biotechnology companies
achieved significant milestones in the cell and gene therapy sector. Avai Bio successfully
established a Good Manufacturing Practice (GMP)-grade Master Cell Bank (MCB) for its
a-Klotho anti-aging program, setting the stage for preclinical and future clinical trials.
Concurrently, Beam Therapeutics disclosed clinical data for BEAM-302, its leading base
editing candidate, and expressed intentions to pursue an accelerated approval pathway
with the FDA. Furthermore, Sana Biotechnology announced a strategic collaboration with
Mayo Clinic to expedite the development of SC451, a hypoimmune iPSC-derived islet cell
therapy designed for Type 1 diabetes treatment.

Technical and Clinical Details

Avai Bio's a-Klotho program represents a novel cell therapy approach to address age-
related diseases, with the completion of the GMP-compliant MCB being essential for
ensuring the quality and scalability of therapeutic manufacturing. Beam Therapeutics'
BEAM-302 is a base editing therapy for alpha-1 antitrypsin deficiency (AATD), aiming to
correct the production of mutant proteins in the liver. Clinical data indicate a promising
safety and efficacy profile, potentially opening avenues for accelerated approval. Sana
Biotechnology's SC451, leveraging Mayo Clinic's expertise, seeks to reduce insulin
dependence in Type 1 diabetes patients by transplanting hypoimmune iPSC-derived islet
cells engineered to evade immune rejection. This technology holds the potential to solve
the major challenges of islet transplantation, namely donor cell scarcity and the need for

immunosuppressive drugs.



Background and Industry Context

The fields of regenerative medicine and gene therapy are providing innovative solutions
for a wide range of unmet medical needs, including aging, genetic disorders, and chronic
diseases. Avai Bio's achievement of a GMP milestone underscores the importance of
meeting stringent quality standards for cell therapy products and signals readiness for
commercialization. Beam Therapeutics' base editing technology is considered the next
frontier in gene therapy due to its higher precision and safety compared to conventional
CRISPR, allowing direct action on specific single-base mutations. The partnership
between Sana and Mayo Clinic demonstrates how collaborations between academic
institutions and biotechnology companies are crucial for accelerating the development

of groundbreaking therapies for complex diseases.

Future Outlook

These advancements indicate a maturing cell and gene therapy sector, transitioning
towards late-stage clinical trials and commercialization. Avai Bio is expected to advance
its anti-aging program into the clinic, with early data presentations anticipated. Beam
Therapeutics' BEAM-302 could potentially offer early treatment to AATD patients by
benefiting from accelerated approval. Sana Biotechnology's SC451 has the potential to
significantly alter the paradigm of Type 1 diabetes treatment, and its progress will be
closely watched by the diabetes community. These companies, through their respective
technology platforms, are moving towards the common goal of improving patients’

quality of life.

Source: https://www.newswire.ca/news-releases/anti-aging-cell-therapy-reaches-major-gmp-milestone-

as-wave-of-clinical-advancements-gain-momentum-876241235.html
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Fujifilm Reshuffles Life Sciences Leadership and Opens
New Facility to Quadruple iPSC Manufacturing Capacity

Published June 03, 2026  FUJIFILM Holdings America Corporation Press Release  USA

| overview

FUJIFILM Holdings America Corporation announced a reshuffle in the leadership of its
life sciences group, with Delara Motlagh appointed as President and COO of FUJIFILM
Cellular Dynamics. Concurrently, FUJIFILM Cellular Dynamics stated it has opened a
new iPSC development and manufacturing facility in Madison, USA, quadrupling its
manufacturing capacity for iPSC-based research products and services. This strategic
enhancement aims to strengthen the company's presence in the regenerative

medicine and cell therapy market and meet increasing demand.
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Key Findings

FUJIFILM Holdings America Corporation announced on June 3, 2026, a leadership
restructure within its life sciences group. As part of this change, Delara Motlagh has been
appointed President and Chief Operating Officer (COO) of FUJIFILM Cellular Dynamics
(FCDI), assuming oversight for all FCDI operations. Concurrently, FCDI inaugurated a
state-of-the-art iPSC development and manufacturing facility in Madison, Wisconsin,
USA. This new facility will quadruple the company's manufacturing capacity for iPSC-
based research products and cell therapy services, thereby strengthening its ability to

meet the growing demands of the regenerative medicine market.

Technical and Clinical Details

FCDI is a global leader in the production of high-quality iPSCs and iPSC-derived cells.
The new facility is equipped with cutting-edge GMP (Good Manufacturing Practice)
manufacturing capabilities, designed to accelerate the production of various iPSC lines
and iPSC-derived cell products, including cardiomyocytes, neural cells, and retinal
pigment epithelial cells. This expansion will enable FCDI to provide scalable and reliable
manufacturing solutions across all stages of cell therapy development, from preclinical
research to clinical trials and eventual commercialization. Specifically, the
implementation of automated manufacturing processes and stringent quality control
systems will ensure product consistency and safety, facilitating the supply of regulatory-

compliant cell products.



Background and Industry Context

The market for regenerative medicine and cell therapies is rapidly growing, offering
promising treatments for intractable diseases such as cancer, neurodegenerative
disorders, heart disease, and diabetes. iPSC technology plays a crucial role due to its
unlimited supply capacity and diverse differentiation potential, impacting disease
modeling, drug discovery, and direct cellular therapies. To meet the increasing demand,
expanding and streamlining manufacturing capabilities are essential. Fujifilm's
investment explicitly demonstrates its strategy to strengthen its global leadership in Cell
and Gene Therapy Contract Development and Manufacturing Organization (CDMO)
services and further accelerate the practical application of iPSC technology. This is part of
the indispensable infrastructure investment as regenerative medicine matures as an

industry.

Future Outlook

The new leadership structure and the significant expansion of manufacturing capacity
position FUJIFILM Cellular Dynamics to solidify its standing as a key partner in the
regenerative medicine sector. The augmented production capability is expected to allow
more biopharmaceutical companies and research institutions to leverage FCDI's high-
quality iPSC products and services, thereby shortening the cell therapy development
cycle. This investment underscores Fujifilm's commitment to positioning the life sciences
business as a pillar of future growth and delivering innovative treatments to patients
worldwide. The cell products offered by FCDI are expected to accelerate clinical

applications across various disease areas in the coming years.

Source: https://www.businesswire.com/news/home/20260603870267/en/Fujifilm-Announces-Leadership-

Changes-to-Enhance-Life-Sciences-Capabilities

Collected: June 05, 2026 | Automated Research System (Gemini API)


https://www.businesswire.com/news/home/20260603870267/en/Fujifilm-Announces-Leadership-Changes-to-Enhance-Life-Sciences-Capabilities
https://www.businesswire.com/news/home/20260603870267/en/Fujifilm-Announces-Leadership-Changes-to-Enhance-Life-Sciences-Capabilities

CRISPR Therapeutics Demonstrates Future Potential
with Casgevy Approval, Leading Gene-Editing Market
Through Pipeline Diversification

Published June 03, 2026 Intellectia.Al USA

| overview

CRISPR Therapeutics has established market leadership with the FDA approval of
Casgevy, its gene-editing therapy for sickle cell disease and transfusion-dependent
beta thalassemia. In 2025, 64 patients received Casgevy treatment, generating $4.1
million in sales, with substantial commercial growth projected over the next decade.
Beyond Casgevy, the company is advancing a diverse pipeline of five clinical-stage
therapies, including programs for cardiovascular diseases and oncology, showcasing

the broad applicability of its gene-editing technology.
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Key Findings

CRISPR Therapeutics has cemented its leadership in the genetic medicine market
following the U.S. Food and Drug Administration (FDA) approval of Casgevy®
(exagamglogene autotemcel), its gene-editing therapy for sickle cell disease and
transfusion-dependent beta thalassemia. In 2025, 64 patients were treated with
Casgevy®, generating $4.1 million in sales. Analysts predict a significant acceleration in
commercial growth over the next decade, with this early commercial success clearly

demonstrating the future potential of the company's technology and pipeline.

Technical and Clinical Details

Casgevy® is an innovative CRISPR-based therapy that ex vivo edits patients' own
hematopoietic stem cells to correct the underlying genetic causes of sickle cell disease
and beta thalassemia. Building on this success, CRISPR Therapeutics is diversifying its
pipeline with five additional therapeutic candidates currently in clinical trials. These
programs span cardiovascular diseases, autoimmune disorders, oncology (particularly
solid tumors), and other rare genetic conditions. The company's gene-editing platform
employs both in vivo and ex vivo approaches to address the root causes of diseases,

exploring the potential for curative treatments.

Background and Industry Context

Gene-editing technology is at the forefront of the biotechnology sector, offering curative
treatments for genetic and intractable diseases that have been difficult to address with
conventional therapies. The approval of Casgevy® marks a groundbreaking milestone in
this field, demonstrating the established efficacy and safety of CRISPR technology in
clinical application. The diversification of the company's pipeline reflects industry-wide
expectations that gene-editing technology will expand its applicability and provide
therapeutic options across a wide range of disease areas in the future. Investors are
keenly interested in the long-term growth and disruptive innovation potential offered by

such pioneering companies.



Future Outlook

CRISPR Therapeutics aims for further growth by expanding Casgevy®'s market reach,
increasing manufacturing capacity, and accelerating the clinical development of its
pipeline products. Particularly, the successful progression of early-stage clinical programs
would significantly increase the company's market value and impact on patients. As a
leader in gene-editing technology, the company is expected to establish new therapeutic
paradigms for diseases with high unmet medical needs, driving sustainable growth and
value creation in the long term. For investors, CRISPR Therapeutics remains a compelling

company to watch as a key player shaping the future of genetic medicine.

Source: https://intellectia.ai/news/stock/crispr-therapeutics-shows-promising-future-potential
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BlueRock Therapeutics Initiates Patient Enroliment for
Parkinson's Disease iPSC-Derived Cell Therapy exPDite-
2 Phase 3 Trial; Long-Term Follow-Up Data Imminent

Published June 04, 2026  Neurology Live  USA

| overview

BlueRock Therapeutics has initiated patient enrollment for its Phase 3 exPDite-2
clinical trial, transplanting iPSC-derived dopaminergic neurons in Parkinson's disease
patients. The trial will involve approximately 100 patients and includes a sham surgery
control arm. Three-year follow-up data from the company's prior research are already
available, with four-year follow-up data expected to be released soon. This
advancement marks a critical milestone in exploring the potential of iPSC-derived cell

therapies to slow or treat the progression of Parkinson's disease.
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Key Findings

BlueRock Therapeutics has announced the initiation of patient enroliment for its Phase 3
exPDite-2 clinical trial, which involves the transplantation of induced pluripotent stem
cell (iPSC)-derived dopaminergic neurons in patients with Parkinson's disease. This
innovative clinical trial represents a significant step towards realizing a regenerative
medicine approach that could potentially slow or fundamentally treat the progression of
Parkinson's disease. Three-year follow-up data from preceding studies are already

available, and four-year follow-up data are expected to be released soon.

Technical and Clinical Details

The exPDite-2 clinical trial will enroll approximately 100 Parkinson's disease patients, with
primary endpoints focusing on improvements in scores from the Unified Parkinson's
Disease Rating Scale (UPDRS), among others. A notable feature of this trial is the
inclusion of a sham surgery component to evaluate placebo effects. BlueRock
Therapeutics aims to replenish lost dopamine-producing cells by differentiating iPSCs
into highly purified dopaminergic neuron progenitor cells and transplanting them into
specific regions of the patients' brains. This approach holds the potential not only to
alleviate symptoms but also to modify the disease's progression itself. The already
available three-year data provides valuable information on the safety and initial efficacy

of cell transplantation, guiding the direction of future therapeutic development.

Background and Industry Context

Parkinson's disease is a progressive neurodegenerative disorder caused by the
degeneration and loss of dopamine-producing neurons, leading to motor symptoms
such as tremors, bradykinesia, and postural instability, alongside non-motor symptoms.
Current treatments primarily focus on symptom management, with no effective therapies
yet available to slow or reverse disease progression. iPSC-derived cell therapy is
considered a promising approach to address this unmet medical need, drawing
significant anticipation from researchers and patients worldwide. BlueRock Therapeutics,
a leading company under the Bayer Group, is actively advancing the clinical application

of iPSC technology.



Future Outlook

The initiation of patient enrollment for the exPDite-2 trial and the forthcoming release of
long-term follow-up data represent critical milestones in the development of iPSC-
derived cell therapy for Parkinson's disease. Particularly, the rigorous evaluation of
efficacy through comparison with sham surgery is essential for establishing robust
clinical evidence for this therapy. If positive results are achieved in this trial, it could bring
new hope to Parkinson's patients and potentially revolutionize the paradigm of
neurodegenerative disease treatment through regenerative medicine. BlueRock
Therapeutics aims to bring this innovative therapy to market and improve the quality of

life for patients suffering from this debilitating disease.

Source: https://www.neurologylive.com/view/mapping-the-clinical-trial-landscape-stem-cell-therapies-

parkinsons
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Voyager Therapeutics Receives FDA IND Clearance for
VY1706, First Tau-Targeted Gene Therapy, to Begin
Alzheimer's Disease Phase 1 Trial

Published June 01, 2026  Cell & Gene Therapy Review USA

| overview

Voyager Therapeutics announced that its Investigational New Drug (IND) application
for VY1706, a tau-targeted gene therapy for Alzheimer's disease, has been cleared by
the FDA. VY1706 is a potent adeno-associated virus (AAV) vectorized siRNA targeting
MAPT mRNA to reduce intracellular and extracellular tau levels in the brain. The
company plans to initiate a Phase 1 clinical trial in adults with early Alzheimer's
disease later this year. This approval marks a significant step towards developing a

groundbreaking therapy that addresses a root cause of Alzheimer's disease.
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Key Findings

Voyager Therapeutics announced on June 1, 2026, that its Investigational New Drug
(IND) application for VY1706, a tau-targeted gene therapy for Alzheimer's disease (AD),
has been cleared by the U.S. Food and Drug Administration (FDA). This approval marks a
groundbreaking advancement as the first gene therapy specifically designed to directly
address tau pathology, one of the fundamental causes of AD. The company plans to
initiate a Phase 1 clinical trial in adult patients with early Alzheimer's disease later this

year.

Technical and Clinical Details

VY1706 is a potent adeno-associated virus (AAV) vectorized small interfering RNA
(siRNA) designed to target MAPT mRNA, which codes for the tau protein, a primary
component of neurofibrillary tangles. Administered intracerebroventricularly, it is
expected to efficiently suppress tau production in neurons within the brain, thereby
reducing both intracellular and extracellular tau levels. Preclinical studies have shown
promising results for VY1706 in slowing tau pathology progression and mitigating
neurodegeneration. The Phase 1 clinical trial will evaluate the safety, tolerability, and

initial biological activity (such as reduction in tau levels) of VY1706.

Background and Industry Context

Alzheimer's disease is a progressive neurodegenerative disorder affecting tens of
millions worldwide, with no effective disease-modifying therapies currently established.
Tau pathology, alongside amyloid-beta pathology, is one of the key pathological
hallmarks of AD, deeply implicated in disease progression and neurodegeneration. The
development of tau-targeting gene therapies like VY1706 offers a novel therapeutic
strategy to slow or halt disease progression by directly addressing the pathophysiology
of AD. Voyager Therapeutics has extensive experience in developing gene therapies for
neurological disorders, and this IND clearance demonstrates the robustness of its AAV-

based platform.



Future Outlook

The initiation of the Phase 1 clinical trial for VY1706 is a significant milestone in the field
of Alzheimer's disease treatment and a major step towards realizing gene therapies that
target the root causes of the disease. If safety and efficacy are confirmed in clinical trials,
VY1706 could offer new hope to AD patients and potentially complement or replace
existing therapies. This success would also pave the way for the development of gene
therapies for other tauopathies (e.g., progressive supranuclear palsy, chronic traumatic
encephalopathy). Investors and healthcare professionals are keenly anticipating the

future progress of this innovative therapy.

Source: https://www.cellgenetherapyreview.com/3972-News/625928-Voyager-gets-fda-ind-clearance-for-
first-tau-targeted-gene-therapy/
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Kelonia Therapeutics' BCMA-Targeted In Vivo CAR T
Therapy KLN-1010 Shows Promise for Multiple
Myeloma with Updated Phase 1 ASCO Data

Published May 31, 2026  Kelonia Therapeutics Press Release  USA

| overview

Kelonia Therapeutics presented updated first-in-human data from its Phase 1
inMMyCAR study of KLN-1010, a BCMA-targeted in vivo CAR T-cell therapy, at the
2026 American Society of Clinical Oncology (ASCO) Annual Meeting. The data
confirmed that a single intravenous dose of KLN-1010 demonstrated clinically
promising anti-tumor activity and a favorable safety profile in patients with
relapsed/refractory multiple myeloma. Notably, responses were observed in the high-
dose cohort despite the absence of lymphodepleting preconditioning, potentially
overcoming manufacturing and pretreatment challenges associated with conventional
CAR T therapies. This achievement opens new frontiers for CAR T-cell therapies using

in vivo gene delivery technology.
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Key Findings

Kelonia Therapeutics presented updated first-in-human data from its Phase 1 inMMyCAR
clinical study of KLN-1010, a BCMA-targeted in vivo CAR T-cell therapy for multiple
myeloma, at the 2026 American Society of Clinical Oncology (ASCO) Annual Meeting.
This data clearly demonstrated that a single intravenous administration of KLN-1010
exhibited clinically promising anti-tumor activity and a favorable safety profile in patients
with relapsed/refractory multiple myeloma. A particularly significant observation was the
confirmed responses despite the absence of lymphodepleting preconditioning, which is

typically required for conventional CAR T therapies.

Technical and Clinical Details

KLN-1010 is an in vivo CAR T-cell therapy that utilizes Kelonia’s proprietary lentiviral
vector to directly generate BCMA-specific CAR T cells within the patient's body. This 'in
vivo' approach eliminates the need for complex ex vivo cell manipulation and
manufacturing processes, as well as the patient-burdening lymphodepleting
chemotherapy. The presented data showed that partial responses (PR) were confirmed in
patients who received higher doses of KLN-1010, with promising durations of response.
The safety profile was also favorable, with no Grade 3 or higher cytokine release
syndrome (CRS) or immune effector cell-associated neurotoxicity syndrome (ICANS)
events reported. This suggests that in vivo gene delivery holds the potential to achieve

both safety and efficacy.

Background and Industry Context

Multiple myeloma is a type of blood cancer affecting plasma cells, with
relapsed/refractory patients having a poor prognosis. BCMA-targeted CAR T-cell
therapies have become a groundbreaking treatment in this field, but they face
challenges such as complex manufacturing processes, high costs, and side effects from
lymphodepleting chemotherapy. In vivo CAR T therapies like KLN-1010 are gaining
attention as next-generation CAR T technologies with the potential to overcome these
obstacles. By inducing CAR T cells directly within the body, these therapies are expected
to improve treatment accessibility and reduce the burden on patients. This technology

holds transformative potential for the paradigm of cancer immunotherapy.



Future Outlook

The updated Phase 1 data for KLN-1010 strongly supports the feasibility and promise of
in vivo CAR T-cell therapy in treating multiple myeloma. Kelonia Therapeutics will now
accelerate its clinical development to further evaluate efficacy and safety in larger patient
cohorts. If this in vivo approach can ultimately deliver comparable or superior efficacy to
conventional ex vivo CAR T therapies in a simpler and safer manner, it would provide a
new and more accessible treatment option for multiple myeloma patients. Investors and
healthcare professionals are keenly anticipating further advancements of this innovative

technology.

Source: https://keloniatx.com/kelonia-therapeutics-presents-updated-first-in-human-data-from-phase-1-
inmmycar-study-of-kln-1010-in-vivo-bcma-car-t-therapy-at-the-2026-american-society-of-clinical-

oncology-asco-annual-meeting/
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Delvelnsight: 180+ Companies Propel CAR-T
Innovation, Forging a New Era in Cell Therapy

Published Published June 04, 2026  Delvelnsight USA
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| overview

A new Delvelnsight report reveals the significant expansion of the CAR-T cell therapy
pipeline, with over 180 companies driving innovation. Projecting substantial market
growth by 2036, the report highlights key therapeutic candidates, major players like
Allogene Therapeutics, and future market drivers, offering critical insights for

stakeholders navigating the sector's impending transformation.
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Background

This article summarizes key insights from Delvelnsight's comprehensive market research
report. Delvelnsight's latest publication, "CAR-T Cell Therapy Pipeline Analysis, 2026,"
delivers a detailed examination of the global research and development landscape for
CAR-T cell therapies. The report provides a forward-looking analysis of key therapeutic
candidates, major industry players, and emerging market trends, with a particular focus

on projecting market growth and innovation trajectories through 2036.

About Delvelnsight

Delvelnsight is a specialized market research and consulting firm dedicated to the life
sciences and healthcare sectors. It provides critical strategic intelligence, including
pharmaceutical pipeline analyses, market size forecasts, and competitive intelligence,

empowering informed corporate decision-making through data-driven insights.

Key Findings

e The CAR-T cell therapy pipeline has experienced robust expansion, with over 180

companies actively driving innovation in the sector as of 2026.

e The application scope for CAR-T therapies is broadening significantly, extending
beyond traditional hematological malignancies to encompass solid tumors and

autoimmune diseases, signaling a wider therapeutic impact.

e Pioneering companies, including Allogene Therapeutics, are poised to significantly
reshape the market through their advancements in 'off-the-shelf' (allogeneic) CAR-T

cell therapies, promising greater accessibility and reduced logistical hurdles.

e The CAR-T cell therapy market is projected for substantial growth over the next
decade, propelled by ongoing technological breakthroughs, increasing regulatory

clearances, and persistent unmet medical needs across various indications.

e Despite this robust growth, significant challenges persist, including manufacturing
complexity, high treatment costs, and critical safety concerns such as cytokine release
syndrome (CRS) and neurotoxicity. Intensive R&D efforts are actively addressing these

hurdles to enhance safety and efficacy.



Source: https://www.barchart.com/story/news/2315192/car-t-pipeline-expands-as-180-companies-

driving-innovation-in-the-therapeutics-delveinsight
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Japan Reinforces LMO Safety Regulations for Advanced

Biotech Research and Regenerative Medicine

Published Published June 05, 2026 E4%£5% @& Japan
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Ministry of Health, Labour and Welfare

| overview

Japan's Ministry of Health, Labour and Welfare (MHLW) has reissued critical guidelines
on the contained use (Type 2) of living modified organisms (LMOs) under the
Cartagena Act. This re-notification emphasizes strict adherence to safety
management protocols, facility requirements, and reporting obligations for research
institutions and companies leveraging genetic modification technologies, particularly
in gene therapy and regenerative medicine. The move aims to balance scientific
innovation with robust biodiversity protection and public trust in Japan's rapidly

advancing life sciences sector.
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Background

While genetic modification technology drives innovative advancements in medicine,
agriculture, and industry, its application also raises concerns about potential impacts on
biological diversity and human health. Japan's 'Act on the Conservation and Sustainable
Use of Biological Diversity through Regulations on the Use of Living Modified Organisms'
(commonly known as the Cartagena Act) was enacted based on the international
Cartagena Protocol, aiming to manage these risks and conserve biodiversity. With the
rapid development of regenerative medicine and gene therapy, there is an increasing
trend in the development of therapies utilizing genetically modified iPSCs and gene-
edited cells. Safe handling of these products and preventing their unintended release
into the environment are paramount. The MHLW's re-notification is part of continuous
efforts to ensure that relevant operators are always aware of and comply with the latest

safety management standards as technology advances.

Key Findings

On June 5, 2026, the Ministry of Health, Labour and Welfare (MHLW) of Japan
announced a re-notification concerning Type 2 Use and other notifications for living
modified organisms (LMOs) under the Cartagena Act. This administrative measure aims
to reiterate the importance of compliance with relevant regulatory requirements for
institutions engaged in research and industrial applications involving genetically

modified technologies.

Technical Details and Regulatory Scope

The Cartagena Act categorizes the use of LMOs into 'Type 1 Use' (without containment
measures) and 'Type 2 Use' (with containment measures), applying different regulations
based on risk levels. This re-notification primarily focuses on 'Type 2 Use," which involves
handling LMOs in contained systems such as laboratories, factories, and experimental
fields. Examples include genetic therapy research utilizing pathogenic vectors, genetic
modification of induced pluripotent stem cells (iPSCs), and the use of LMOs in
regenerative medicine product development. The notification re-emphasizes the need
for operators to adhere to specified containment levels, proper facility management,
secure waste disposal, and robust emergency response plans in these research and

development activities.



Industry Implications and Future Outlook

This re-notification highlights the critical importance for all operators within Japan's life
sciences sector to correctly understand regulations and implement appropriate safety
management measures as research and development using genetic modification
technology continues to be active. Strict compliance with regulations is essential for
maintaining public trust and supporting future technological innovation. Companies
developing regenerative medicine products are strongly urged to re-evaluate their
internal safety management systems and submit necessary notifications without delay.
This proactive adherence will enable Japan to maintain its position as a global leader in
promoting the safe development and practical application of innovative regenerative

medicine and gene therapy products.

Source: https://www.mhlw.go.jp/stf/newpage_73468.html
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Delvelnsight Reports Robust Parkinson's Disease
Pipeline: Over 240 Therapies in Clinical and Preclinical
Development

Published Published June 02, 2026  Delvelnsight USA

| overview

Delvelnsight's "Parkinson's Disease Pipeline Analysis, 2026" reveals a highly active
R&D landscape with over 240 therapies in clinical and preclinical stages. This
extensive pipeline spans diverse modalities including cell and gene therapies, small
molecules, and biologics, focusing on disease modification beyond symptom relief.
The report highlights critical therapeutic mechanisms, key players, and persistent

challenges like blood-brain barrier penetration.
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Background

This article summarizes key insights from Delvelnsight's recent market research report,

"Parkinson's Disease Pipeline Analysis, 2026." This comprehensive report provides an in-

depth overview of the burgeoning development landscape for Parkinson's Disease (PD)

treatments, highlighting over 240 therapeutic candidates currently in clinical and

preclinical stages, and offering a detailed analysis of the innovative strategies shaping PD

therapy.

Key Findings

As of 2026, the Parkinson's disease therapeutic pipeline is exceptionally robust, with
more than 240 therapies actively under development across both clinical and

preclinical stages.

This extensive pipeline features a diverse array of therapeutic modalities, prominently
including advanced cell therapies (e.g., stem cell transplantation), sophisticated gene

therapies (e.g., gene delivery via viral vectors), novel small molecules, and biologics.

Research is exploring a variety of key therapeutic mechanisms, such as dopamine
replacement, inhibition of a-synuclein aggregation, neuroprotection, inflammation

modulation, and gene editing techniques.

A significant trend among developers is the intensified focus on disease-modifying
therapies (DMTs), aiming to address the underlying pathology of PD for long-term

therapeutic effects rather than solely managing symptoms.

Clinical trials are increasingly stratified, targeting diverse patient populations based
on disease stage, specific symptoms, and genetic profiles, indicating a growing
emphasis on precision and personalized medicine.

Despite this progress, substantial challenges persist, notably overcoming the blood-

brain barrier (BBB) to deliver therapeutics effectively, ensuring long-term safety

profiles, and definitively establishing robust therapeutic efficacy.

Source: https://www.openpr.com/news/4535535/parkinson-s-disease-pipeline-analysis-240-therapies-


https://www.openpr.com/news/4535535/parkinson-s-disease-pipeline-analysis-240-therapies-across

across

Collected: June 05, 2026 | Automated Research System (Gemini API)


https://www.openpr.com/news/4535535/parkinson-s-disease-pipeline-analysis-240-therapies-across

Sana Biotechnology to Announce Q1 Financial Results
and Hypoimmune Cell Therapy Pipeline Progress at
June Investor Conferences

Published June 01, 2026  Stock Titan USA

| overview

Sana Biotechnology is scheduled to present its Q1 2026 financial results and recent
business updates on its hypoimmune cell therapy and in vivo gene editing platforms
at multiple investor conferences in June 2026. The company will detail plans to
accelerate clinical development of its pipeline, particularly targeting Type 1 diabetes,
oncology, and autoimmune diseases. These presentations will offer investors a crucial
opportunity to understand Sana's innovative technology platforms and strategic

roadmap for addressing unmet medical needs.
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Key Findings

Sana Biotechnology announced its plans to report its first quarter (Q1) 2026 financial
results and provide updates on recent business progress across its key pipeline,
including hypoimmune cell therapy and in vivo gene-editing platforms, at several
investor conferences in June 2026. These presentations will inform investors about the
company's financial health and its accelerated clinical development programs,
particularly in broad disease areas such as Type 1 diabetes, oncology, and autoimmune

diseases.

Technical and Clinical Details

Sana's hypoimmune cell therapy platform aims to develop 'off-the-shelf' therapeutics by
editing major histocompatibility complex (MHC) genes to prevent donor cells from being
recognized by the host's immune system, thereby obviating the need for
immunosuppressive drugs. This approach has the potential to overcome the challenge of
immune rejection faced by Type 1 diabetes patients after insulin-producing cell
transplantation. Furthermore, the in vivo gene-editing platform, utilizing technologies
like CRISPR, aims to directly modify genes within the patient's body, addressing the root
causes of cancer and autoimmune diseases. These platforms offer the possibility of

curative treatments for diseases that are difficult to manage with conventional therapies.

Background and Industry Context

Sana Biotechnology is at the cutting edge of regenerative medicine and gene therapy,
with its technologies aiming to resolve the long-standing challenge of immune rejection
in cell therapy. Type 1 diabetes, cancer, and autoimmune diseases are major conditions
affecting millions worldwide, with limitations in existing treatments. Sana's hypoimmune
technology has the potential to significantly enhance the accessibility and efficacy of cell
therapies for these diseases. The Q1 financial results and pipeline progress
announcements demonstrate the company's commitment to continuous aggressive
investment in R&D and its capability to translate innovative therapies into clinical

application.



Future Outlook

The upcoming investor conference presentations are designed to clearly communicate
Sana Biotechnology's strategic roadmap and long-term value creation potential to
investors. Specifically, the clinical advancement of the hypoimmune cell therapy and in
vivo gene-editing platforms will be key drivers of the company's future growth. If these
technologies prove clinically successful, they could not only dramatically improve
patients' quality of life but also significantly contribute to the overall development of the
cell and gene therapy market. Investors will continue to show high interest in how these

innovative approaches address unmet medical needs and their impact on the market.

Source: https://www.stocktitan.net/news/SANA/sana-biotechnology-to-present-at-june-2026-investor-

6ikkn9zz06cl.html
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