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This Week in 90 Seconds EXECUTIVE SUMMARY

iPS & Regenerative Medicine: the boundary moved
from isolated claims to qualification evidence

10 English articles were reviewed independently from the Japanese edition. Ten themes are retained for management

decisions.

SIGNAL 01 | CELL SOURCE SIGNAL 02 | PROCESS & MATERIALS

Made Scientific: 85,000 sq-ft cell therapy Boehringer Ingelheim: $1B Al RNA splicing

facility acquisition oncology roadmap with Envisagenics

Made Scientific has acquired an 85,000 square-foot cell Envisagenics has partnered with Boehringer Ingelheimin a

therapy manufacturing facility in East Norriton, research and option agreement valued at over $1 billion for

Pennsylvania, from National Resilience. RNA splicing-targeted oncology therapeutics.

SIGNAL 03 | QUALITY CONTROL SIGNAL 04 | CLINICAL USE

Fayuvi: FDA approval and specs for MPS Anito-cel: Phase 1 trial specs and 100%

IlIA gene therapy in 2026 response rate for CAR-T

The FDA has granted approval to rebisufligene In a Phase 1 clinical trial led by Mass General Brigham Cancer

etisparvovec-hopf (Fayuvi), the first gene therapy for Institute and the University of Chicago Medicine

pediatric Sanfilippo Syndrome Type A (MPS IlIA). Comprehensive Cancer Center, the BCMA-targeted CAR-T cell
therapy, anitocabtagene autoleucel (anito-cel),
demonstrated profound and durable.

DECISION

Focus this week's management attention on clinical evidence, manufacturability,

reimbursement and scalable quality. Move only when the linked evidence can be

reproduced under your own operating conditions.

THREE MANAGEMENT MOVES
1. Buyers: separate research findings from clinical readiness and define release, safety and follow-up gates.

2. Suppliers: connect materials, equipment and assays to repeatable cell quality and regulatory evidence.
3. Executives: track patient count, endpoints, comparators, adverse events, CMC consistency and reimbursement.

EVIDENCE DISCIPLINE
FACT states what the collected English source reports. BUSINESS READ and ACTION are editorial interpretations. UNKNOWN lists

information that the source file does not establish. A linked article is not treated as independent confirmation of every claim.
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Five Evidence Anchors SOURCE-BOUND METRICS

Five numbers or evidence anchors that require conditions

SOURCE-BOUND CONDITION
145 G The facility, designed for clinical development through commercial supply, boasts a track

A04 record of 145 GMP batches for multiple autologous and allogeneic programs, including
CAR-T and B-cell therapies.

1 b . ll. SOURCE-BOUND CONDITION
$ | Io Envisagenics has partnered with Boehringer Ingelheim in a research and option agreement

n valued at over $1 billion for RNA splicing-targeted oncology therapeutics.

HOW TO USE THESE NUMBERS
Each value is shown with the condition stated in the collected English article. Do not compare values across

SOURCE-BOUND CONDITION
The FDA has granted approval to rebisufligene etisparvovec-hopf (Fayuvi), the first gene
therapy for pediatric Sanfilippo Syndrome Type A (MPS l1A).

SOURCE-BOUND CONDITION
In a Phase 1 clinical trial led by Mass General Brigham Cancer Institute and the University of
Chicago Medicine Comprehensive Cancer Center, the BCMA-targeted CAR-T cell therapy,
anitocabtagene autoleucel (anito-cel).

SOURCE-BOUND CONDITION
As of 2026, leading companies such as BeiGene, BlueRock Therapeutics, and Fate
Therapeutics are actively advancing diverse pipelines of iPSC-derived cell therapeutics.

different test methods, device sizes, operating temperatures or commercial stages without normalizing those
conditions.
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Where the Value Chain Moved

VALUE CHAIN / EVIDENCE

Where the value chain moved

Each stage combines one leading theme and one supporting theme. The report treats handoffs as evidence transfers,
not decorative arrows.

Cell source

P01/P06

Made Scientific has
acquired an 85,000
square-foot cell
therapy manufacturing
facility in East
Norriton, Pennsylvania,
from.

Process &

materials
P02/P07

Envisagenics has
partnered with
Boehringer Ingelheim
in a research and
option agreement
valued at over $1
billion for RNA.

Quality contr
ol
P03/P08

The FDA has granted
approval to rebisuflige
ne etisparvovec-hopf
(Fayuvi), the first gene
therapy for pediatric
Sanfilippo.

Clinical use

P04/P09

In a Phase 1 clinical
trial led by Mass
General Brigham
Cancer Institute and
the University of
Chicago Medicine
Comprehensive.

Access &
scale

P05/P10

As of 2026, leading
companies such as
BeiGene, BlueRock
Therapeutics, and
Fate Therapeutics are
actively advancing
diverse.

EVIDENCE REQUIRED AT EACH HANDOFF

Cell source to Process & materials Transfer test conditions, acceptance criteria, failure data, owner and decision date.
Recheck patient count, endpoints, comparators, adverse events, CMC consistency and

reimbursement.

Process & materials to Quality Transfer test conditions, acceptance criteria, failure data, owner and decision date.

control Recheck patient count, endpoints, comparators, adverse events, CMC consistency and

reimbursement.

Quality control to Clinical use Transfer test conditions, acceptance criteria, failure data, owner and decision date.
Recheck patient count, endpoints, comparators, adverse events, CMC consistency and

reimbursement.

Clinical use to Access & scale Transfer test conditions, acceptance criteria, failure data, owner and decision date.
Recheck patient count, endpoints, comparators, adverse events, CMC consistency and

reimbursement.

COMMON CONTROL POINT
No theme moves to a commercial commitment until a named owner has reproduced the

relevant evidence and documented patient count, endpoints, comparators, adverse
events, CMC consistency and reimbursement.
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Priority Map MATURITY / NEXT DECISION LOCUS

Priority map: maturity and next decision locus

Made Scientific: 85,000 sqg-ft cell
therapy facility acquisition
Business / rules | cue: acquisition

0

Next decision locus (categories)

Boehringer Ingelheim: $1B Al RNA
splicing oncology roadmap with
Envisagenics

Business / rules | cue: agreement

Business / rules @ @ @ @ @ PO3 Fayuvi: FDA approval a.nd specs for
MPS IlIA gene therapy in 2026
@ @ Business / rules | cue: FDA

Anito-cel: Phase 1 trial specs and

PO

0
N =

P04
100% response rate for CAR-T
System / adoption | cue: Phase 1
PO5 iPSC Cell Therapy: 2026 roadmap for

BeiGene, BlueRock and Fate
Business / rules | cue: FDA

Ryoncil: Mesoblast's new FDA
potency assay specs for GVHD drug
Business / rules | cue: FDA

System / adoption @ @

FDA vs EMA: CGT manufacturing and
potency assay requirements
Business / rules | cue: FDA

PO

IH

CAR T-cells: Alpha-2,3-Sialylation
function explained via BioRxiv
Tech / process | cue: no
system/business cue

P08

Sasineprocel: Aspen Neuroscience
Parkinson's therapy data for 2026
Business / rules | cue:
investigational

Tech / process P08

Evotec: iPSC-derived CAR y& T-cell
manufacturing specs for 2026
System / adoption | cue: platform

Research Prototype  Jointeval. Adoption Scale

Deployment maturity —

REPRODUCIBLE POSITIONING RULE
Horizontal position uses five discrete stages: Research, Prototype, Joint evaluation, Product adoption and Scale. The vertical

bands classify the next decision locus: Tech / process, System / adoption, or Business / rules (including supply systems).
Article-title cues take precedence; the overview is used only when the title is silent. These are categories, not impact ranks. Bubble
diameter reflects the editorial score.
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Priority Themes 01-02

FACT / READ / ACTION / UNKNOWN

FACT is source-bound. BUSINESS READ, ACTION and UNKNOWN are explicit editorial layers.

A04 | Cell source | Product adoption

FACT
Made Scientific has acquired an 85,000 square-foot cell

therapy manufacturing facility in East Norriton,
Pennsylvania, from National Resilience. The facility,
designed for clinical development through commercial
supply, boasts a track record of 145 GMP batches for
multiple autologous and allogeneic programs, including
CAR-T and B-cell therapies.

WHY IT MATTERS

The decision relevance is clinical evidence,
manufacturability, reimbursement and scalable quality. The
signal should be tested at the application and
operating-system level, not accepted from a headline alone.

P01 Made Scientific: 85,000 sq-ft cell therapy facility acquisition

Date not stated

BUSINESS READ
For operating companies, compare the reported change

with current qualification, sourcing and product-roadmap
assumptions. For suppliers, connect materials, equipment
and assays to repeatable cell quality and regulatory
evidence.

ACTION
Within 30 days, separate research findings from clinical

readiness and define release, safety and follow-up gates;
record the evidence and owner against PO1.

UNKNOWN

Still unproven or incompletely stated: patient count,
endpoints, comparators, adverse events, CMC consistency
and reimbursement.

EDITORIAL SCORE 22/25 | MATURITY 4/5 | DECISION LOCUS: BUSINESS / RULES

Envisagenics

A10 | Process & materials | Research

FACT
Envisagenics has partnered with Boehringer Ingelheimin a

research and option agreement valued at over $1 billion for
RNA splicing-targeted oncology therapeutics. Envisagenics
will leverage its Al-driven SpliceCore platform to identify
tumor-specific targets, granting Boehringer Ingelheim
exclusive license options for selected targets. This
collaboration aims to develop and commercialize novel
cancer therapies using advanced modalities such as ADCs,
T-cell engagers, and multi-specific antibodies.

WHY IT MATTERS

The decision relevance is clinical evidence,
manufacturability, reimbursement and scalable quality. The
signal should be tested at the application and
operating-system level, not accepted from a headline alone.

Boehringer Ingelheim: $1B Al RNA splicing oncology roadmap with

Date not stated

BUSINESS READ
For operating companies, compare the reported change

with current qualification, sourcing and product-roadmap
assumptions. For suppliers, connect materials, equipment
and assays to repeatable cell quality and regulatory
evidence.

ACTION
Within 30 days, separate research findings from clinical

readiness and define release, safety and follow-up gates;
record the evidence and owner against P02.

UNKNOWN

Still unproven or incompletely stated: patient count,
endpoints, comparators, adverse events, CMC consistency
and reimbursement.

EDITORIAL SCORE 21/25 | MATURITY 1/5 | DECISION LOCUS: BUSINESS / RULES
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Priority Themes 03-04

FACT / READ / ACTION / UNKNOWN

FACT is source-bound. BUSINESS READ, ACTION and UNKNOWN are explicit editorial layers.

AO07 | Quality control | Research

FACT
The FDA has granted approval to rebisufligene

etisparvovec-hopf (Fayuvi), the first gene therapy for
pediatric Sanfilippo Syndrome Type A (MPS IlIA). Fayuvi is a
one-time intravenous AAV9 gene therapy designed to deliver
a functional copy of the SGSH gene, enabling cells to
properly break down heparan sulfate. This approval,
secured after resubmission following a previous Complete
Response Letter, marks a significant breakthrough
addressing the unmet medical needs of MPS IlIA patients.
WHY IT MATTERS

The decision relevance is clinical evidence,
manufacturability, reimbursement and scalable quality. The
signal should be tested at the application and
operating-system level, not accepted from a headline alone.

“ Fayuvi: FDA approval and specs for MPS IlIA gene therapy in 2026

Date not stated

BUSINESS READ
For operating companies, compare the reported change

with current qualification, sourcing and product-roadmap
assumptions. For suppliers, connect materials, equipment
and assays to repeatable cell quality and regulatory
evidence.

ACTION
Within 30 days, separate research findings from clinical

readiness and define release, safety and follow-up gates;
record the evidence and owner against P03.

UNKNOWN

Still unproven or incompletely stated: patient count,
endpoints, comparators, adverse events, CMC consistency
and reimbursement.

EDITORIAL SCORE 20/25 | MATURITY 1/5 | DECISION LOCUS: BUSINESS / RULES

A05 | Clinical use | Joint evaluation

FACT
In a Phase 1 clinical trial led by Mass General Brigham

Cancer Institute and the University of Chicago Medicine
Comprehensive Cancer Center, the BCMA-targeted CAR-T
cell therapy, anitocabtagene autoleucel (anito-cel),
demonstrated profound and durable responses with a
favorable safety profile in patients with relapsed/refractory
multiple myeloma.

WHY IT MATTERS

The decision relevance is clinical evidence,
manufacturability, reimbursement and scalable quality. The
signal should be tested at the application and
operating-system level, not accepted from a headline alone.

“ Anito-cel: Phase 1 trial specs and 100% response rate for CAR-T

Date not stated

BUSINESS READ
For operating companies, compare the reported change

with current qualification, sourcing and product-roadmap
assumptions. For suppliers, connect materials, equipment
and assays to repeatable cell quality and regulatory
evidence.

ACTION
Within 30 days, separate research findings from clinical

readiness and define release, safety and follow-up gates;
record the evidence and owner against P04.

UNKNOWN

Still unproven or incompletely stated: patient count,
endpoints, comparators, adverse events, CMC consistency
and reimbursement.

EDITORIAL SCORE 20/25 | MATURITY 3/5 | DECISION LOCUS: SYSTEM / ADOPTION
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Priority Themes 05-06

FACT / READ / ACTION / UNKNOWN

FACT is source-bound. BUSINESS READ, ACTION and UNKNOWN are explicit editorial layers.

AO01 | Access & scale | Product adoption

FACT
As of 2026, leading companies such as BeiGene, BlueRock

Therapeutics, and Fate Therapeutics are actively advancing
diverse pipelines of iPSC-derived cell therapeutics. Notably,
Fate Therapeutics has secured FDA IND clearance for FT819,
a pioneering iPSC-derived CAR T-cell therapy candidate.
Manufacturing innovations include Mytos's automated iDEM
platform and FUJIFILM Cellular Dynamics' cGMP facilities,
while Cynata Therapeutics is progressing with Phase 3
clinical trials for its iPSC-derived product CYP-001.

WHY IT MATTERS

The decision relevance is clinical evidence,
manufacturability, reimbursement and scalable quality. The
signal should be tested at the application and
operating-system level, not accepted from a headline alone.

P05 iPSC Cell Therapy: 2026 roadmap for BeiGene, BlueRock and Fate

Date not stated

BUSINESS READ
For operating companies, compare the reported change

with current qualification, sourcing and product-roadmap
assumptions. For suppliers, connect materials, equipment
and assays to repeatable cell quality and regulatory
evidence.

ACTION
Within 30 days, separate research findings from clinical

readiness and define release, safety and follow-up gates;
record the evidence and owner against PO5.

UNKNOWN

Still unproven or incompletely stated: patient count,
endpoints, comparators, adverse events, CMC consistency
and reimbursement.

EDITORIAL SCORE 20/25 | MATURITY 4/5 | DECISION LOCUS: BUSINESS / RULES

A02 | Cell source | Product adoption

FACT
Mesoblast has received FDA approval for a new potency

assay, the T-cell Proliferation Inhibition BioAssay (TIBA), for
Ryoncil (remestemcel-L), its treatment for pediatric
steroid-refractory acute Graft-versus-Host Disease (GVHD).
This TIBA test is specifically designed to detect potency
shifts when manufacturing processes are altered or
production is transferred to new facilities, significantly
enhancing the stability and quality control of Ryoncil's
commercial batches.

WHY IT MATTERS
The decision relevance is clinical evidence,

manufacturability, reimbursement and scalable quality. The
signal should be tested at the application and
operating-system level, not accepted from a headline alone.

“ Ryoncil: Mesoblast's new FDA potency assay specs for GVHD drug

Date not stated

BUSINESS READ
For operating companies, compare the reported change

with current qualification, sourcing and product-roadmap
assumptions. For suppliers, connect materials, equipment
and assays to repeatable cell quality and regulatory
evidence.

ACTION
Within 30 days, separate research findings from clinical

readiness and define release, safety and follow-up gates;
record the evidence and owner against P06.

UNKNOWN
Still unproven or incompletely stated: patient count,

endpoints, comparators, adverse events, CMC consistency
and reimbursement.

EDITORIAL SCORE 20/25 | MATURITY 4/5 | DECISION LOCUS: BUSINESS / RULES
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Priority Themes 07-08

FACT / READ / ACTION / UNKNOWN

FACT is source-bound. BUSINESS READ, ACTION and UNKNOWN are explicit editorial layers.

PO7

AO03 | Process & materials | Joint evaluation

FACT
Significant structural differences exist between FDA and

EMA manufacturing controls and GMP requirements for Cell
and Gene Therapy (CGT) at the IND/CTA stage. The FDA
maintains more explicit early-stage requirements for
potency assays, expecting comprehensive CMC data to
ensure safety, identity, quality, purity, and potency upon
IND submission.

WHY IT MATTERS
The decision relevance is clinical evidence,

manufacturability, reimbursement and scalable quality. The
signal should be tested at the application and
operating-system level, not accepted from a headline alone.

FDA vs EMA: CGT manufacturing and potency assay requirements

Date not stated

BUSINESS READ
For operating companies, compare the reported change

with current qualification, sourcing and product-roadmap
assumptions. For suppliers, connect materials, equipment
and assays to repeatable cell quality and regulatory
evidence.

ACTION
Within 30 days, separate research findings from clinical

readiness and define release, safety and follow-up gates;
record the evidence and owner against PO7.

UNKNOWN
Still unproven or incompletely stated: patient count,

endpoints, comparators, adverse events, CMC consistency
and reimbursement.

EDITORIAL SCORE 19/25 | MATURITY 3/5 | DECISION LOCUS: BUSINESS / RULES

A08 | Quality control | Research

FACT
A new preprint on bioRxiv, titled "CAR T-cells and is induced

by LIF and glucocorticoids," suggests that a2,3-sialylation
plays a role in CAR T-cell functional modulation, with
induction by LIF and glucocorticoids. This research provides
fundamental insights for optimizing CAR T-cell anti-tumor
immunity, aiming to improve both the efficacy and safety of
cellular therapies.

WHY IT MATTERS
The decision relevance is clinical evidence,

manufacturability, reimbursement and scalable quality. The
signal should be tested at the application and
operating-system level, not accepted from a headline alone.

CAR T-cells: Alpha-2,3-Sialylation function explained via BioRxiv

Date not stated

BUSINESS READ
For operating companies, compare the reported change

with current qualification, sourcing and product-roadmap
assumptions. For suppliers, connect materials, equipment
and assays to repeatable cell quality and regulatory
evidence.

ACTION
Within 30 days, separate research findings from clinical

readiness and define release, safety and follow-up gates;
record the evidence and owner against P08.

UNKNOWN

Still unproven or incompletely stated: patient count,
endpoints, comparators, adverse events, CMC consistency
and reimbursement.

EDITORIAL SCORE 19/25 | MATURITY 1/5 | DECISION LOCUS: TECH / PROCESS
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Priority Themes 09-10

FACT / READ / ACTION / UNKNOWN

FACT is source-bound. BUSINESS READ, ACTION and UNKNOWN are explicit editorial layers.

A09 | Clinical use | Research

FACT
Aspen Neuroscience announced the publication of

preclinical data for Sasineprocel, its investigational
autologous iPSC-derived cell therapy for Parkinson's
disease, in the prestigious journal Cell Stem Cell.
Sasineprocel represents a personalized medicine approach
where iPSCs are generated from a patient's own skin cells,
differentiated into dopaminergic neurons, and then
transplanted.

WHY IT MATTERS

The decision relevance is clinical evidence,
manufacturability, reimbursement and scalable quality. The
signal should be tested at the application and
operating-system level, not accepted from a headline alone.

m Sasineprocel: Aspen Neuroscience Parkinson's therapy data for 2026

Date not stated

BUSINESS READ
For operating companies, compare the reported change

with current qualification, sourcing and product-roadmap
assumptions. For suppliers, connect materials, equipment
and assays to repeatable cell quality and regulatory
evidence.

ACTION
Within 30 days, separate research findings from clinical

readiness and define release, safety and follow-up gates;
record the evidence and owner against P09.

UNKNOWN

Still unproven or incompletely stated: patient count,
endpoints, comparators, adverse events, CMC consistency
and reimbursement.

EDITORIAL SCORE 19/25 | MATURITY 1/5 | DECISION LOCUS: BUSINESS / RULES

A06 | Access & scale | Research

FACT
Evotec has established a scalable, xeno-free bioprocess

platform for developing immune-evasive and tumor
microenvironment (TME)-resistant iPSC-derived CAR y&
T-cells (CAR iyd T-cells) targeting hepatocellular carcinoma
(HCC). This approach leverages the intrinsic tissue-homing
capabilities and favorable safety profile of y& T-cells,
integrating them with HCC-specific CAR designs and
immune evasion strategies to create safe, effective, and
cost-efficient CAR T-cell therapies.

WHY IT MATTERS

The decision relevance is clinical evidence,
manufacturability, reimbursement and scalable quality. The
signal should be tested at the application and
operating-system level, not accepted from a headline alone.

P10 Evotec: iPSC-derived CAR yd T-cell manufacturing specs for 2026

Date not stated

BUSINESS READ
For operating companies, compare the reported change

with current qualification, sourcing and product-roadmap
assumptions. For suppliers, connect materials, equipment
and assays to repeatable cell quality and regulatory
evidence.

ACTION
Within 30 days, separate research findings from clinical

readiness and define release, safety and follow-up gates;
record the evidence and owner against P10.

UNKNOWN

Still unproven or incompletely stated: patient count,
endpoints, comparators, adverse events, CMC consistency
and reimbursement.

EDITORIAL SCORE 19/25 | MATURITY 1/5 | DECISION LOCUS: SYSTEM / ADOPTION
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Playbook and Roadmap

Playbook and 0-5 year roadmap

Operating companies

from clinical readiness
and define release, safety
and follow-up gates

Materials, equipment and
technology suppliers

repeatable cell quality and
regulatory evidence

Trading, investment and
legal teams

adverse events, CMC
consistency and

separate research findings

connect materials,

equipment and assays to

Map patient count,
endpoints, comparators,

STAKEHOLDER NOW | 0-30 DAYS NEXT | 1-12 MONTHS LATER | 1-5 YEARS

Run production-like

acceptance and stop
criteria.

Create shared reliability,
process-window and

customers.

Contract for capacity,
quality, change notice,

exit.

reimbursement.

ROADMAP

qualification with explicit

failure-analysis data with

liability, alternatives and

OWNERS / GATES / DELIVERABLES

Build a portfolio and
architecture that can
absorb technology and
supplier changes.

Standardize interfaces,
traceability, lifecycle
support and recovery
services.

Diversify regional,
technical and customer
concentration risk.

NOW | 0-30 DAYS

Evidence ledger
Owner: Strategy + quality
Deliverable: claim, source, condition,

owner

NOW | 0-30 DAYS
Risk screen

Owner: Procurement + legal
Deliverable: unknowns, alternatives,

stop

NEXT | 1-12 MONTHS

Joint qualification
Owner: R&D + supplier
Deliverable: process window and

failure data

NEXT | 1-12 MONTHS
Commercial gate

Owner: Business + finance
Deliverable: unit economics and

capacity

LATER | 1-5 YEARS
Platform strategy

Owner: Executive team
Deliverable: portfolio and interface

roadmap

LATER | 1-5 YEARS
Service layer

Owner: Operations + channel
Deliverable: monitoring, maintenance

and recovery

GO /NO-GO GATES

GATE OWNER REQUIRED EVIDENCE NO-GO CONDITION

G1 Evidence Quality

G2 Integration R&D

G3 Commercial Business
G4 Lifecycle Operations

Source, test conditions and reproducibility

Interface, process window and failure analysis

Capacity, total cost, contract and alternatives

Monitoring, maintenance, change notice and exit
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Economics or supply cannot
be supported

No accountable operating
plan

11



Analyzed Articles 1/1

ANALYZED ARTICLES | ITEMS 01-10

FULL TITLES / FULL SOURCE URLS

Every title and URL is displayed in full. URLs wrap without shortening and remain clickable. A verified-reference label means the

translated HTML did not retain its original source URL.

“ FULL ARTICLE TITLE FULL SOURCE / VERIFIED REFERENCE URL - CLICKABLE

iPSC Cell Therapy: 2026 roadmap for BeiGene, BlueRock and
Fate

A01

Ryoncil: Mesoblast's new FDA potency assay specs for GVHD

A0z el

FDA vs EMA: CGT manufacturing and potency assay

A0 .
requirements

l

Made Scientific: 85,000 sq-ft cell therapy facility acquisition

A04

AO5 Anito-cel: Phase 1 trial specs and 100% response rate for CAR-T

A06 Evotec: iPSC-derived CAR y& T-cell manufacturing specs for
2026

AOT7 Fayuvi: FDA approval and specs for MPS I11A gene therapy in
2026

AO8 CAR T-cells: Alpha-2,3-Sialylation function explained via
BioRxiv

A09 Sasineprocel: Aspen Neuroscience Parkinson's therapy data
for 2026

A10 Boehringer Ingelheim: $1B Al RNA splicing oncology roadmap

with Envisagenics
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https://bioinformant.com/ipsc-derived-cell-therapeutics/

https://mugglehead.com/mesoblast-ryoncil-potency-assay-fda-approval

/

https://rhizomeai.com/articles/fda-vs-ema-manufacturing-controls-and-
gmp-for-cell

https://pharmasource.global/content/news/cdmo-news/made-scientific
-acquires-85000-sq-ft-cell-therapy-manufacturing-facility/

https://news.massgeneralbrigham.org/en/car-t-therapy-safety-durable-r
esponses-multiple-myeloma

https://www.news-medical.net/whitepaper/20260918/iPSC-derived-CAR
-T-cells-for-liver-cancer.aspx

https://www.cgtlive.com/view/fda-approves-first-gene-therapy-for-sanfil
ippo-syndrome-type-a

https://connect.biorxiv.org/archive/show_cat.php?cat=ecology

https://natlawreview.com/press-releases/aspen-neuroscience-announce
s-publication-sasineprocel-preclinical-data-cell

https://allsci.com/news/licensing-and-partnerships/oncology-collaborat
ion-deal-envisagenics-and/
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#01 iPSC Cell Therapy: 2026 roadmap for BeiGene,
BlueRock and Fate

Published September 17, 2026  Biolnformant USA

| OVERVIEW

As of 2026, leading companies such as BeiGene, BlueRock Therapeutics, and Fate
Therapeutics are actively advancing diverse pipelines of iPSC-derived cell
therapeutics. Notably, Fate Therapeutics has secured FDA IND clearance for FT819,
a pioneering iPSC-derived CAR T-cell therapy candidate. Manufacturing innovations
include Mytos's automated iDEM platform and FUJIFILM Cellular Dynamics' cGMP
facilities, while Cynata Therapeutics is progressing with Phase 3 clinical trials for its
iPSC-derived product CYP-001. This collective progress signifies the robust clinical
translation and commercialization pathway for iPSC technology across multiple

disease areas.



| IN DEPTH

Key Findings

The pipeline for iPSC-derived cell therapeutics is undergoing significant diversification
and acceleration as of 2026, with major players like BeiGene, BlueRock Therapeutics,
and Fate Therapeutics leading the charge. A notable milestone includes Fate
Therapeutics securing FDA Investigational New Drug (IND) clearance for FT819,
heralded as the world's first iPSC-derived CAR T-cell therapy candidate, indicating a

strong move towards clinical translation for these advanced therapies.

Technical / Clinical Details

Companies are leveraging iPSC technology to target a broad spectrum of diseases:

+ BeiGene: Focusing on iPSC-derived gamma-delta (yd) or alpha-beta (a) T-cell

therapies, aiming to unlock new potentials in immuno-oncology.

» BlueRock Therapeutics: Developing iPSC-derived cell therapies for neurological
conditions like Parkinson's disease, as well as heart failure and ocular degenerative

diseases, showcasing versatility in therapeutic application.

o Fate Therapeutics: FT819 represents a groundbreaking allogeneic, iPSC-derived
CAR T-cell therapy for cancer, offering potential "off-the-shelf" readiness. The IND
clearance for this candidate marks a critical step forward for allogeneic iPSC-derived

CAR T-cell therapies in clinical settings.

o Cynata Therapeutics: Currently conducting a Phase 3 clinical trial for its iPSC-
derived cell product, CYP-001, indicating its advanced stage towards potential

commercialization.

On the manufacturing front, innovations are crucial for scalability and quality. Mytos
offers its iDEM platform, an automated and closed system for iPSC manufacturing,
designed to improve efficiency and consistency. FUJIFILM Cellular Dynamics continues
to invest in cGMP-compliant manufacturing facilities, enhancing its capacity for large-

scale production of high-quality iPSC-derived products.



Background & Context

iPSC technology provides a transformative platform for developing patient-specific and
allogeneic cell therapies, offering new hope for diseases with limited treatment options,
including various cancers, neurodegenerative disorders, and cardiovascular conditions.
Allogeneic iPSC-derived products, in particular, hold significant promise for overcoming
the logistical and cost barriers associated with autologous therapies (e.g., patient-
specific CAR T cells), as they can be manufactured in advance, standardized, and made
readily available. This potential for enhanced accessibility and affordability positions

iIPSC-derived therapies as a key driver for broader adoption in regenerative medicine.

Strategic Significance & Outlook

The FDA's IND clearance for Fate Therapeutics' FT819 is a pivotal event, accelerating
the clinical development of iPSC-derived CAR T-cell therapies and validating the
platform's potential. This momentum is expected to attract further investment and foster
increased competition and innovation as new companies enter the iPSC therapeutic
space. Advances in automated and scalable manufacturing technologies are paramount
for these innovative therapies to transition from research pipelines to widespread clinical
practice. The progression of products like CYP-001 into Phase 3 trials and subsequent
approval would serve as a powerful proof-of-concept for the commercial viability of
iPSC-derived cell therapeutics, further invigorating the entire regenerative medicine

sector.

Source: https://bioinformant.com/ipsc-derived-cell-therapeutics/
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#02 Ryoncil: Mesoblast's new FDA potency assay
specs for GVHD drug

Published September 24, 2026 Mugglehead Australia

| oveERVIEW

Mesoblast has received FDA approval for a new potency assay, the T-cell
Proliferation Inhibition BioAssay (TIBA), for Ryoncil (remestemcel-L), its treatment for
pediatric steroid-refractory acute Graft-versus-Host Disease (GVHD). This TIBA test
is specifically designed to detect potency shifts when manufacturing processes are
altered or production is transferred to new facilities, significantly enhancing the
stability and quality control of Ryoncil's commercial batches. This approval reinforces

the product's reliability and marks a critical step towards broader commercialization.



| IN DEPTH

Key Findings

Mesoblast has successfully secured U.S. Food and Drug Administration (FDA) approval
for a new potency assay, the T-cell Proliferation Inhibition BioAssay (TIBA), for its
pediatric steroid-refractory acute Graft-versus-Host Disease (GVHD) therapeutic,
Ryoncil (remestemcel-L). This approval represents a significant advancement in

ensuring the stability and quality control of Ryoncil throughout its manufacturing process.

Technical / Clinical Details

The TIBA test is engineered to precisely detect any shifts in Ryoncil's biological activity,
or potency, particularly when changes occur in the manufacturing process or when
production is transferred to a new facility. This is a crucial quality control mechanism for
cell-based therapies, where maintaining batch-to-batch uniformity and consistency is
paramount for regulatory approval. By directly measuring Ryoncil's ability to inhibit T-cell
proliferation, TIBA confirms that the immunomodulatory function of the product remains
consistent with expectations. This assay approval empowers Mesoblast to exert more
stringent control over the quality of its commercial lots, thereby ensuring that patients

consistently receive a high-quality therapeutic product.

Background & Context

Potency assays are a cornerstone in the development and commercialization of cell
therapy products. Given the inherent complexity of these biological entities, ensuring
consistent biological activity across different manufacturing batches is a formidable
challenge for regulatory approval. Manufacturing process changes or site transfers can
significantly impact product characteristics, necessitating rigorous revalidation each time.
Mesoblast's FDA approval for the TIBA assay demonstrates its establishment of a robust
quality control system capable of managing such manufacturing variability, which
enhances the product's reliability and supply stability in the market. Pediatric GVHD is a
life-threatening condition, and Ryoncil is a highly anticipated orphan drug for this

indication.



Strategic Significance & Outlook

The approval of this new potency assay is a vital step for Mesoblast to ensure the stable
supply of Ryoncil to the market. The implementation of the TIBA test could also offer
increased manufacturing flexibility, potentially contributing to future production capacity
expansion and improved cost efficiency. Furthermore, this indicates a strong relationship
between Mesoblast and regulatory bodies regarding production and quality control,
which could favorably impact the development and approval processes for other pipeline
products. Stabilizing the quality and supply of Ryoncil means a more reliable treatment
option for pediatric patients suffering from severe GVHD, a critical advancement for

patient care.

Source: https://mugglehead.com/mesoblast-ryoncil-potency-assay-fda-approval/
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#03 FDA vs EMA: CGT manufacturing and potency
assay requirements

Published September 22, 2026 Rhizome Al USA

| OVERVIEW

Significant structural differences exist between FDA and EMA manufacturing controls
and GMP requirements for Cell and Gene Therapy (CGT) at the IND/CTA stage. The
FDA maintains more explicit early-stage requirements for potency assays, expecting
comprehensive CMC data to ensure safety, identity, quality, purity, and potency upon
IND submission. In contrast, the EMA's Clinical Trial Application (CTA) emphasizes
risk-based GMP justifications, indicating a more flexible, albeit less prescriptive,

approach to early-phase potency assay development.



| IN DEPTH

Key Findings

A notable divergence exists in the manufacturing controls and Good Manufacturing
Practice (GMP) requirements between the U.S. Food and Drug Administration (FDA)
and the European Medicines Agency (EMA) for Cell and Gene Therapy (CGT) and
Advanced Therapy Medicinal Products (ATMP) at the Investigational New Drug
(IND)/Clinical Trial Application (CTA) stage. Specifically, the FDA has articulated more
explicit expectations regarding early-stage potency assay development compared to the
EMA.

Technical / Clinical Details

The FDA mandates that Chemistry, Manufacturing, and Controls (CMC) information
submitted with an IND application must be sufficient to ensure the safety, identity, quality,
purity, and potency of the investigational product. This implies a rigorous expectation for
robust quality control standards, including well-defined potency assays, even in the early
phases of CGT development. The agency expects that methodologies for quantifying the
biological activity of the product are established early to support clinical progression.
Conversely, the EMA has issued guidelines for the quality of investigational ATMPs, but
its CTA requirements are framed around a risk-based GMP justification. While this
approach offers flexibility, adapting to the specific characteristics and development stage
of the product, it typically provides less explicit detail regarding early-stage potency
assay expectations than the FDA's guidance. Both agencies ultimately converge on
similar quality standards for market authorization, but the initial documentation and detail

for CMC data, especially potency, remain distinct.



Background & Context

Unlike traditional pharmaceuticals, CGTs involve living cells or genetic material, leading
to highly complex manufacturing processes and unique quality control challenges. These
products can range from patient-specific autologous therapies to donor-derived
allogeneic treatments. Due to this inherent complexity, regulatory bodies globally have
developed distinct frameworks. The differing requirements between the FDA and EMA
underscore the critical need for CGT developers to thoroughly understand and
strategically align their manufacturing and regulatory strategies when conducting global
clinical trials. The early development of robust potency assays is particularly crucial for
verifying product efficacy and ensuring clinical trial success, making these regulatory

discrepancies a significant factor in development planning and timelines.

Strategic Significance & Outlook

While efforts toward harmonization and cooperation between the FDA and EMA
continue, the specific differences in IND/CTA-stage requirements will remain a key
consideration for CGT developers. Companies can streamline their approval processes
and potentially accelerate time-to-market by proactively understanding the expectations
of each regulatory body and strategically adjusting their CMC development plans.
Although future convergence of these regulatory landscapes is anticipated, careful and
informed regulatory strategy will be paramount for successful global CGT development

in the interim, ensuring that innovative therapies can reach patients efficiently and safely.

Source: https://rhizomeai.com/articles/fda-vs-ema-manufacturing-controls-and-gmp-for-cell
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#04 Made Scientific: 85,000 sqg-ft cell therapy facility
acquisition

Published September 22, 2026  Contract Pharma USA

| oveERVIEW

Made Scientific has acquired an 85,000 square-foot cell therapy manufacturing
facility in East Norriton, Pennsylvania, from National Resilience. The facility, designed
for clinical development through commercial supply, boasts a track record of 145
GMP batches for multiple autologous and allogeneic programs, including CAR-T and
B-cell therapies. Made Scientific plans to integrate scalable 3D bioreactor platforms
up to 200L, advanced cell recovery, and automated fill-finish capabilities, significantly

enhancing its contract manufacturing capacity for cell therapies.



| IN DEPTH

Key Findings

Made Scientific has announced the acquisition of an 85,000 square-foot cell therapy
manufacturing facility in East Norriton, Pennsylvania, from National Resilience. This
strategic acquisition significantly enhances Made Scientific's capacity as a Contract
Development and Manufacturing Organization (CDMO) for cell therapies, positioning the
company to support clients from clinical development through to commercial supply,

thereby substantially increasing its competitive edge in the industry.

Technical / Clinical Details

The newly acquired facility brings with it a proven track record, having already completed
145 GMP (Good Manufacturing Practice) compliant manufacturing batches for various
autologous and allogeneic cell therapy programs, including CAR-T and B-cell therapies.
This demonstrates the facility's advanced technical capabilities and experience in
handling diverse cell therapy modalities. Made Scientific plans to further upgrade this
existing infrastructure by integrating scalable 3D bioreactor platforms capable of
reaching 200 liters, which will enhance cell culture scale and efficiency. Furthermore, the
company will implement advanced cell recovery equipment, automated fill-finish
systems, and lyophilization capabilities to optimize and automate the entire
manufacturing process, ensuring higher product quality and supply stability. These
technological investments are expected to contribute to reducing the production costs of
complex cell therapies and improving throughput, ultimately making these vital

treatments accessible to more patients.



Background & Context

The cell therapy market is experiencing rapid growth, driven by innovative treatments
like CAR-T cell therapies. However, the manufacturing of these products is exceptionally
complex, demanding highly specialized technology, facilities, and rigorous quality
control. Consequently, many biopharmaceutical companies rely on CDMOs with expert
knowledge and infrastructure for their production needs. Made Scientific's acquisition
reflects the strong market demand for increased cell therapy manufacturing capacity. By
acquiring a facility with an established GMP track record, the company can rapidly
initiate service provision and accelerate new client acquisition. Manufacturing capacity
often serves as a bottleneck for the delivery of cell therapies to patients, making this

acquisition a significant contribution to strengthening the industry's overall supply chain.

Strategic Significance & Outlook

This acquisition firmly establishes Made Scientific as a key CDMO provider in the cell
therapy sector, creating a strong foundation for expanding its market share. The
integration of new technologies with existing expertise will enable the company to meet
the diverse needs of its clients, supporting the development and commercialization of a
wide range of cell therapies. Crucially, scalable bioreactor technology and automated
manufacturing processes will be essential for addressing future demand growth and
improving the cost-efficiency and accessibility of cell therapies. This acquisition
represents a pivotal development for the entire cell and gene therapy manufacturing
ecosystem, promising to accelerate a future where innovative treatments reach more

patients faster.

Source: https://pharmasource.global/content/news/cdmo-news/made-scientific-acquires-85000-sqg-ft-cell-

therapy-manufacturing-facility/
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#05 Anito-cel: Phase 1 trial specs and 100% response
rate for CAR-T

Published September 23, 2026  EurekAlert! (via Mass General Brigham) USA

| oveERVIEW

In a Phase 1 clinical trial led by Mass General Brigham Cancer Institute and the
University of Chicago Medicine Comprehensive Cancer Center, the BCMA-targeted
CAR-T cell therapy, anitocabtagene autoleucel (anito-cel), demonstrated profound
and durable responses with a favorable safety profile in patients with
relapsed/refractory multiple myeloma. All 38 subjects (100%) responded to treatment,
with approximately 80% achieving a complete response or stringent complete
response, and many showing long-term clinical benefit. These results suggest anito-
cel could be a highly effective new treatment option for patients who have developed

resistance to existing therapies.



| IN DEPTH

Key Findings

A Phase 1 clinical trial, spearheaded by the Mass General Brigham Cancer Institute and
the University of Chicago Medicine Comprehensive Cancer Center, has revealed
extraordinary clinical outcomes for anitocabtagene autoleucel (anito-cel), a BCMA-
targeted CAR-T cell therapy for patients with relapsed or refractory multiple myeloma.
Remarkably, all 38 treated subjects (100%) responded to the therapy, with approximately
80% achieving either a complete response (CR) or a stringent complete response (sCR).
Moreover, many patients experienced sustained deep responses over extended periods,
alongside a well-tolerated safety profile. This breakthrough offers new hope for multiple

myeloma patients with limited existing treatment options.

Technical / Clinical Details

Anito-cel is an autologous CAR-T cell therapy designed to target B-cell maturation
antigen (BCMA), a protein highly expressed on multiple myeloma cells. The Phase 1
study enrolled patients with heavily pretreated, refractory disease, representing a
challenging patient population. The safety profile demonstrated manageable rates of
Grade 3 or higher cytokine release syndrome (CRS) and limited neurotoxicity. The most
striking aspect of the trial was the depth and durability of responses. A 100% objective
response rate (ORR) is exceptionally rare in this advanced patient cohort, and the 80%
CR/sCR rate signifies potent anti-tumor activity. The long-term benefits observed
indicate the CAR-T cells' robust ability to persist and continually eliminate cancerous

cells within the body.

Background & Context

Multiple myeloma, a cancer of plasma cells, remains an incurable hematological
malignancy characterized by frequent relapses and developing treatment resistance.
While CAR-T cell therapies have emerged as a promising modality for multiple myeloma,
there remains a critical need for therapies that offer even deeper and more durable
responses. The clinical trial results for anito-cel appear to set a new benchmark in the
field, potentially offering comparable or superior depth and persistence of response
compared to existing BCMA-targeted CAR-T therapies. Achieving a 100% response rate
in such a difficult-to-treat patient population holds immense clinical significance,

highlighting a potential paradigm shift in treatment strategies.



Strategic Significance & Outlook

The successful completion of this Phase 1 trial for anito-cel strongly supports the
progression to larger-scale Phase 2 and Phase 3 clinical studies for multiple myeloma. If
these subsequent trials corroborate the observed efficacy and safety, anito-cel is poised
to become a vital treatment option for patients with relapsed/refractory multiple
myeloma. Widespread adoption of this therapy could significantly extend patient survival
and enhance quality of life. Furthermore, these robust findings are expected to invigorate
research into CAR-T cell applications for other challenging diseases, including solid
tumors. Anito-cel, balancing impressive efficacy with a manageable safety profile, holds

the potential to redefine the future of multiple myeloma treatment.

Source: https://news.massgeneralbrigham.org/en/car-t-therapy-safety-durable-responses-multiple-

myeloma
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#06 Evotec: iPSC-derived CAR yd T-cell manufacturing
specs for 2026

Published September 18, 2026 News-Medical.Net Germany

[, e e

| oveERVIEW

Evotec has established a scalable, xeno-free bioprocess platform for developing
immune-evasive and tumor microenvironment (TME)-resistant iPSC-derived CAR yd
T-cells (CAR iyd T-cells) targeting hepatocellular carcinoma (HCC). This approach
leverages the intrinsic tissue-homing capabilities and favorable safety profile of yd T-
cells, integrating them with HCC-specific CAR designs and immune evasion
strategies to create safe, effective, and cost-efficient CAR T-cell therapies. This
innovation aims to overcome challenges faced by conventional a3 T-cell-based CAR

T therapies and offer a new treatment paradigm for HCC patients.



| IN DEPTH

Key Findings

Evotec has successfully developed a scalable, xeno-free bioprocess platform for the
generation of immune-evasive and tumor microenvironment (TME)-resistant iPSC-
derived CAR yd T-cells (CAR iyd T-cells), specifically designed to target hepatocellular
carcinoma (HCC). This platform aims to revolutionize HCC treatment by combining the
inherent tissue-homing capabilities and favorable safety profile of yd T-cells with HCC-
specific CAR constructs and strategies for host immune evasion. The ultimate goal is to
deliver safe, effective, and cost-efficient 'off-the-shelf' CAR T-cell therapies that
circumvent the limitations of traditional a3 T-cell-based CAR T approaches, such as the

risk of Graft-versus-Host Disease (GvHD) and limited efficacy in solid tumors.

Technical / Clinical Details

The platform developed by Evotec utilizes induced pluripotent stem cells (iPSCs) as the
starting material, ensuring an unlimited and reproducible source of CAR yd T-cells.
Unlike conventional af T-cells, yd T-cells recognize tumor cells in an MHC-independent
manner, directly targeting stress signals and phosphorylated metabolic intermediates.
This unique recognition mechanism allows them to bypass complex antigen presentation
pathways and respond to a diverse array of solid tumor antigens. Furthermore, the CAR
iyd T-cells are engineered with specific genetic modifications to evade host immune
rejection, facilitating their use as allogeneic (off-the-shelf) products. TME resistance is
achieved through engineering strategies that confer resilience against
immunosuppressive factors within the TME, such as TGF- and PD-L1, and enable
sustained function under hypoxic and low pH conditions. These combined attributes are
expected to unleash potent anti-tumor activity of CAR iyd T-cells within the challenging

HCC microenvironment.



Background & Context

Hepatocellular carcinoma remains a leading cause of cancer-related mortality worldwide,
with limited treatment options for advanced-stage disease. While CAR T-cell therapies
have demonstrated significant success in hematological malignancies, their efficacy in
solid tumors like HCC, characterized by an immunosuppressive TME, has been
challenging. This is attributed to poor CAR T-cell infiltration into solid tumors, TME-
mediated suppression of cell function, and the risks of GvHD in allogeneic settings.
Evotec's approach represents a pioneering strategy to overcome these hurdles by
harnessing the intrinsic biological advantages of yd T-cells, coupled with scalable iPSC

manufacturing and sophisticated immune evasion and TME-resistant engineering.

Strategic Significance & Outlook

This iPSC-derived CAR yd T-cell manufacturing platform holds immense potential to
open new therapeutic avenues for HCC patients. If clinical trials validate its efficacy and
safety, it could provide a safe, more effective, and cost-efficient treatment option where
current therapies are often inadequate. Beyond HCC, this versatile platform is also
applicable to other solid tumor indications, positioning it as a foundational technology for
future immune cell therapy development. This advancement is expected to accelerate
the commercialization of allogeneic CAR T-cell therapies and significantly broaden
patient access to these life-saving treatments globally, marking a pivotal step in the fight

against solid cancers.

Source: https://www.news-medical.net/whitepaper/20260918/iPSC-derived-CAR-T-cells-for-liver-

cancer.aspx
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#07 Fayuvi: FDA approval and specs for MPS llIA gene
therapy in 2026

Published September 17, 2026 CGTlive® USA

| OVERVIEW

The FDA has granted approval to rebisufligene etisparvovec-hopf (Fayuvi), the first
gene therapy for pediatric Sanfilippo Syndrome Type A (MPS IlIA). Fayuvi is a one-
time intravenous AAV9 gene therapy designed to deliver a functional copy of the
SGSH gene, enabling cells to properly break down heparan sulfate. This approval,
secured after resubmission following a previous Complete Response Letter, marks a

significant breakthrough addressing the unmet medical needs of MPS IlIA patients.



| IN DEPTH

Key Findings

The U.S. Food and Drug Administration (FDA) has approved rebisufligene etisparvovec-
hopf (Fayuvi), marking it as the first gene therapy specifically for pediatric Sanfilippo
Syndrome Type A (MPS IlIA). Fayuvi is a single-dose, intravenous adeno-associated
virus serotype 9 (AAV9) gene therapy engineered to deliver a functional copy of the
SGSH gene. This enables the body's cells, including those in the brain, to correctly
metabolize heparan sulfate. This landmark approval follows a resubmission, addressing
prior concerns raised in a Complete Response Letter (CRL), and offers a critical new
treatment option for patients suffering from this rare and severe neurodegenerative

disorder.

Technical / Clinical Details

Sanfilippo Syndrome Type A is an autosomal recessive genetic disorder caused by a
deficiency in the SGSH enzyme, leading to the lysosomal accumulation of heparan
sulfate. This accumulation results in severe neurodevelopmental delay, behavioral
issues, cognitive decline, and ultimately, premature death. Fayuvi is designed to deliver
a normal copy of the SGSH gene via an AAV9 vector to cells throughout the body,
including the central nervous system. The AAV9 vector's ability to cross the blood-brain
barrier is crucial for effective gene delivery to the CNS. Clinical trials for Fayuvi
demonstrated its potential to reduce heparan sulfate accumulation and to slow or
improve the progression of the disease. While specific detailed clinical data such as
primary endpoint achievement rates or precise safety event incidences are not
elaborated in the summary, FDA approval signifies that a clinically meaningful efficacy

and an acceptable safety profile have been established.



Background & Context

Rare diseases like MPS IlIA present significant challenges for therapeutic development
due to small patient populations, resulting in profound unmet medical needs. Fayuvi’'s
approval represents the first disease-modifying therapy for MPS IlIA, underscoring the
transformative impact of gene therapy in rare genetic disorders. Specifically, the success
of AAV9 gene therapy in a neurodegenerative condition could accelerate research and
development for other neurological disorders with similar pathologies. The FDA's
decision to approve after a previous CRL suggests that the applicant provided sufficient
additional data or manufacturing process improvements to address the regulatory

agency’s concerns comprehensively.

Strategic Significance & Outlook

The approval of Fayuvi is groundbreaking news for MPS IlIA patients and will likely
emphasize the importance of early diagnosis and intervention. Future collection of real-
world data on Fayuvi's long-term efficacy, safety, and cost-effectiveness in clinical
practice will be critical. This approval reaffirms the immense potential of gene therapy to
establish new therapeutic standards, especially for rare genetic disorders affecting the
central nervous system. It is expected to further incentivize the development of gene
therapies for other rare neurodegenerative conditions, bringing hope to many patients
who currently lack effective treatment options. This achievement reflects a significant

milestone in advancing precision medicine for genetic diseases.

Source: https://www.cgtlive.com/view/fda-approves-first-gene-therapy-for-sanfilippo-syndrome-type-a
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#08 CAR T-cells: Alpha-2,3-Sialylation function
explained via BioRxiv

Published September 23, 2026  bioRxiv Unknown

| OVERVIEW

A new preprint on bioRXxiv, titled "CAR T-cells and is induced by LIF and
glucocorticoids," suggests that a2,3-sialylation plays a role in CAR T-cell functional
modulation, with induction by LIF and glucocorticoids. This research provides
fundamental insights for optimizing CAR T-cell anti-tumor immunity, aiming to improve
both the efficacy and safety of cellular therapies. The findings particularly highlight
how cell surface glycan modifications in CAR T-cells might be induced by leukemia
inhibitory factor (LIF) and glucocorticoids, offering novel perspectives for designing

next-generation CAR T-cell treatments and accelerating immunotherapy

advancements.



| IN DEPTH

Key Findings: Potential Modulation of CAR T-cell Function via Alpha-2,3-
Sialylation Induced by LIF and Glucocorticoids

A preprint titled "CAR T-cells and is induced by LIF and glucocorticoids," posted in the
September 2026 bioRxiv archive, offers significant insights into the regulatory
mechanisms governing CAR T-cell function. This research suggests that a2,3-sialylation
on the surface of CAR T-cells may be induced by leukemia inhibitory factor (LIF) and
glucocorticoids, thereby influencing their anti-tumor immune activity. This discovery
paves the way for novel strategic approaches aimed at enhancing the efficacy and

safety of CAR T-cell therapies.

Technical & Clinical Details: Foundational Approach to Optimizing

Immunocellular Therapy

While the specific details of the preprint require individual review from the archive, it is
understood to analyze how cell surface glycan modifications, particularly sialic acid
modifications, impact CAR T-cell function, their capabilities as T-cell engagers, and
ultimate anti-tumor effects. LIF is a cytokine known to influence immune responses and
cell differentiation, while glucocorticoids are potent steroid hormones with
immunosuppressive properties. The study likely focuses on how these molecules induce
sialylation in CAR T-cells, potentially altering T-cell activation, proliferation, effector
functions, or persistence. Understanding this mechanism is crucial for identifying factors
that influence CAR T-cell target recognition and their survival and function within the

tumor microenvironment.



Background & Context: Overcoming CAR T-cell Limitations and Developing

Next-Generation Therapies

Despite remarkable successes in hematological malignancies, CAR T-cell therapy still
faces significant challenges in expanding its application to solid tumors and mitigating
severe side effects such as cytokine release syndrome (CRS). To overcome these
limitations and enhance the efficacy and safety of CAR T-cell therapy, a deep
understanding of the intrinsic biological properties of CAR T-cells, especially their
functional regulatory mechanisms, is indispensable. Cell surface glycans are known to
play vital roles in cell-cell interactions and immune recognition. Fundamental insights
from research like this preprint provide a theoretical basis for designing next-generation
CAR T-cells that are more efficient, highly target-specific, and associated with fewer side
effects. The preprint format facilitates rapid sharing of the latest research findings,

accelerating discussions and advancements across the broader research community.

Strategic Significance & Outlook: Impact on Novel CAR T-cell Design and
Clinical Application

The insights presented in this preprint, once published in a peer-reviewed journal, will
contribute significantly to a deeper biological understanding of CAR T-cells. If the
mechanism by which LIF and glucocorticoids influence CAR T-cell function via sialylation
is thoroughly elucidated, it could lead to the development of new methods to manipulate
these molecules, thereby enhancing the therapeutic effects or reducing the side effects
of CAR T-cells. For instance, optimizing CAR T-cell glycan modifications for specific
tumor microenvironments could lead to the development of "smart CAR T-cells" with
improved efficacy against solid tumors. This foundational research is expected to
accelerate the future clinical translation of personalized, safer, and more effective

immunocellular therapies.

Source: https://connect.biorxiv.org/archive/show_cat.php?cat=ecology
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#09 Sasineprocel: Aspen Neuroscience Parkinson's
therapy data for 2026

Published September 18, 2026 Aspen Neuroscience  Unknown

| oveERVIEW

Aspen Neuroscience announced the publication of preclinical data for Sasineprocel,
its investigational autologous iPSC-derived cell therapy for Parkinson's disease, in
the prestigious journal Cell Stem Cell. Sasineprocel represents a personalized
medicine approach where iPSCs are generated from a patient's own skin cells,
differentiated into dopaminergic neurons, and then transplanted. This publication
reinforces the scientific foundation of Aspen Neuroscience's lead pipeline candidate,
significantly advancing its potential as a disease-modifying treatment for Parkinson's
patients. This data release is a key milestone poised to accelerate future clinical

development.



| IN DEPTH

Key Findings: Aspen Neuroscience Publishes Preclinical Data for Parkinson's

Disease iPSC Therapy Sasineprocel in Cell Stem Cell

Aspen Neuroscience has announced the publication of detailed preclinical data for
Sasineprocel, its investigational autologous induced pluripotent stem cell (iPSC)-derived
cell therapy for Parkinson's disease, in the internationally renowned academic journal
Cell Stem Cell. This publication reinforces the scientific and technological foundation of
Sasineprocel, the company's leading pipeline candidate, significantly elevating its

potential as a disease-modifying therapeutic approach for Parkinson's patients.

Technical & Clinical Details: Personalized Dopaminergic Neuron Replacement

Therapy from Patient-Derived iPSCs

Sasineprocel is an innovative personalized medicine approach aimed at replacing the
degenerated dopaminergic neurons that underlie the pathophysiology of Parkinson's
disease. This therapy involves first establishing iPSCs from the patient's own skin cells.
These iPSCs are then precisely differentiated into dopaminergic neurons, which produce
dopamine—a neurotransmitter essential for alleviating Parkinson's symptoms. The
differentiated cells are subsequently transplanted into specific regions of the patient's
brain (typically the striatum), with the expectation of restoring lost neuronal function,
slowing disease progression, and improving symptoms. The preclinical data published in
Cell Stem Cell are presumed to detail the purity, viability, and functional characteristics
(e.g., dopamine production capability, integration into neural circuits) of the iPSC-derived
dopaminergic neurons, as well as their efficacy in improving disease symptoms in animal
models. This data provides a strong scientific rationale for advancing into human clinical

trials, focusing on both safety and efficacy.



Background & Context: Unmet Needs in Parkinson's Disease Treatment and

iPSC Innovation

Parkinson's disease is a progressive neurodegenerative disorder with increasing
prevalence in aging populations, characterized by motor symptoms such as tremor,
bradykinesia, and postural instability, alongside non-motor symptoms. Current
treatments are primarily symptomatic and do not halt disease progression or
fundamentally modify the underlying pathology. Amidst this high unmet medical need,
cell replacement therapy using iPSC technology is considered one of the most promising
approaches, offering the potential to slow disease progression or restore function by
directly replacing lost cells. Autologous iPSC therapy, utilizing a patient's own cells,

offers the significant advantage of a reduced risk of immune rejection.

Strategic Significance & Outlook: Clinical Trial Design and Regulatory

Consultations

The publication in Cell Stem Cell represents a crucial milestone for Aspen Neuroscience,
poised to accelerate the clinical development of Sasineprocel. Moving forward, the
company is expected to disclose detailed clinical trial designs, primary endpoints, and
patient selection criteria as it progresses into later phases of clinical trials. Continuous
consultation with regulatory authorities, particularly the FDA, will be essential to
formulate appropriate clinical development strategies for verifying both safety and
efficacy. If Sasineprocel demonstrates positive results in clinical trials, it could be brought
to market as a groundbreaking treatment, dramatically improving the quality of life for
Parkinson's patients. Progress in this area will also significantly influence the

development of iPSC-based therapies for neurodegenerative diseases in general.

Source: https://natlawreview.com/press-releases/aspen-neuroscience-announces-publication-

sasineprocel-preclinical-data-cell
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#10 Boehringer Ingelheim: $1B Al RNA splicing
oncology roadmap with Envisagenics

Published September 22, 2026  AllSci USA

| OVERVIEW

Envisagenics has partnered with Boehringer Ingelheim in a research and option
agreement valued at over $1 billion for RNA splicing-targeted oncology therapeutics.
Envisagenics will leverage its Al-driven SpliceCore platform to identify tumor-specific
targets, granting Boehringer Ingelheim exclusive license options for selected targets.
This collaboration aims to develop and commercialize novel cancer therapies using

advanced modalities such as ADCs, T-cell engagers, and multi-specific antibodies.



| IN DEPTH

Key Findings: Over $1 Billion Collaboration to Develop Al-Driven RNA Splicing

Cancer Therapies

Envisagenics has entered into a research and option agreement with Boehringer
Ingelheim to develop novel cancer therapeutics targeting RNA splicing. This
collaboration, which could exceed $1 billion in value based on future milestone
achievements, represents a significant investment in a cutting-edge area of oncology

research.

Technical & Clinical Details: SpliceCore Al Platform and Multi-modality
Approach

Central to this partnership is Envisagenics' proprietary Al-powered SpliceCore platform.
This platform is designed to analyze tumor-specific RNA splicing abnormalities and
efficiently identify novel therapeutic targets. Boehringer Ingelheim will hold exclusive
license options for promising targets identified by SpliceCore, enabling the development
and commercialization of drugs utilizing diverse next-generation modalities. These
include Antibody-Drug Conjugates (ADCs), T-cell engagers, and multi-specific
antibodies, offering a broad spectrum of therapeutic strategies to address identified

targets.

Background & Context: Unlocking Novel Therapeutic Avenues in Oncology

Aberrant RNA splicing is known to play a crucial role in many cancers, yet developing
effective therapies that precisely target these abnormalities has been challenging. The
application of Al technology, such as SpliceCore, promises to overcome these limitations
by precisely identifying previously overlooked tumor-specific splicing events, thereby
creating new therapeutic opportunities. This substantial investment highlights a growing
industry focus on leveraging advanced computational methods to expand the frontiers of

cancer treatment and contribute to the advancement of precision medicine.



Strategic Significance & Outlook: Potential for Breakthrough Oncology Drugs

This collaboration combines Boehringer Ingelheim's robust development and
commercialization capabilities with Envisagenics' innovative Al drug discovery
technology. This synergy has the potential to yield groundbreaking therapies in oncology,
an area with significant unmet needs. The over $1 billion valuation underscores both
companies' high expectations for the project. The progress of the clinical development
and subsequent market entry of these novel drugs are anticipated to have a profound
impact on the competitive landscape of the oncology drug market, offering new hope for

patients worldwide.
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