TROY TECHNICAL

IPS & REGENERATIVE
MEDICINE

WEEKLY REPORT

September 12 - September 18,2026 | Issue 2026-W37

Clinical evidence, manufacturability,
reimbursement and scalable quality

13 10

ANALYZED ARTICLES PRIORITY THEMES

Issued 2026-09-18 | English edition | fixed approved cover artwork




EXECUTIVE SUMMARY

This Week in 90 Seconds

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

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

SIGNAL 01 | CELL SOURCE

Ori Biotech Secures $120M, 10-Year
Partnership for Automated Cell Therapy
Manufacturing; Vyriad's In

Ori Biotech announced a 10-year, $120 million partnership
with an undisclosed biopharma firm to automate cell therapy
manufacturing using its IRO platform, aiming to improve
patient access.

SIGNAL 02 | PROCESS & MATERIALS

Beam Therapeutics Pursues Accelerated
Approval Pathway for BEAM-302 in
Alpha-1 Antitrypsin Deficiency, Citing

Beam Therapeutics announced updated Phase 1/2 clinical
trial data for BEAM-302, its treatment for Alpha-1 Antitrypsin
Deficiency (AATD), showing an acceptable safety profile and
promising biomarker data indicating functional AAT
production.

SIGNAL 03 | QUALITY CONTROL
Indian Health Ministry Issues Advisory to
States, UTs to Regulate Stem Cell Therapy

The Indian Ministry of Health and Family Welfare has issued a
comprehensive advisory to all states and Union Territories,

SIGNAL 04 | CLINICAL USE

GC Cell's CAR-NK Therapy GCC2005
Approved for Compassionate Use in
Refractory T-Cell Lymphoma

GC Cell's CAR-NK cell therapy, GCC2005, has received

reinforcing regulations on stem cell therapies following approval for compassionate use in patients with refractory

directives from the Supreme Court. T-cell lymphoma at Seoul National University Hospital

(SNUH) in South Korea.

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

2 .l SOURCE-BOUND CONDITION
$ 1 0 ml Ori Biotech announced a 10-year, $120 million partnership with an undisclosed biopharma

lion

Al12

firm to automate cell therapy manufacturing using its IRO platform, aiming to improve
patient access.

SOURCE-BOUND CONDITION
The gene therapy manufacturing platform market is projected to grow at a Compound
Annual Growth Rate (CAGR) of 12.2% from 2026 to 2033, reaching $7.11 billion by 2033.

12.2%

A

SOURCE-BOUND CONDITION
P03 The Indian Ministry of Health and Family Welfare has issued a comprehensive advisory to
all states and Union Territories, reinforcing regulations on stem cell therapies following
directives from the Supreme Court.

SOURCE-BOUND CONDITION
GC Cell's CAR-NK cell therapy, GCC2005, has received approval for compassionate use in
patients with refractory T-cell lymphoma at Seoul National University Hospital (SNUH) in
South Korea.

PO SOURCE-BOUND CONDITION
5 This article provides an overview of a market research report published by HTF Market
Al3 Intelligence.

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

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 Process & Quality contr | Clinical use Access &
PO1/P06 materials ol PO4/P09 scale
Ori Biotech announced P02/P0O7 P03/P08 GC Cell's CAR-NK cell P05/P10

a 10-year, $120
million partnership
with an undisclosed
biopharma firm to
automate cell therapy.

Beam Therapeutics
announced updated
Phase 1/2 clinical trial
data for BEAM-302, its
treatment for Alpha-1
Antitrypsin.

The Indian Ministry of
Health and Family
Welfare has issued a
comprehensive
advisory to all states
and Union Territories.

therapy, GCC2005, has
received approval for
compassionate use in
patients with
refractory T-cell.

This article provides
an overview of a
market research
report published by
HTF Market Intelligenc
e.

EVIDENCE REQUIRED AT EACH HANDOFF

Cell source to Process & materials

Process & materials to Quality

control

Quality control to Clinical use

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.

Transfer test conditions, acceptance criteria, failure data, owner and decision date.
Recheck patient count, endpoints, comparators, adverse events, CMC consistency and
reimbursement.

Transfer test conditions, acceptance criteria, failure data, owner and decision date.
Recheck patient count, endpoints, comparators, adverse events, CMC consistency and
reimbursement.

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 / BUSINESS IMPACT

Priority map: maturity and business impact

PO1 Ori Biotech Secures $120M, 10-Year
Business impact up Partnership for Automated Cell
Therapy Manufacturing; Vyriad's In

Beam Therapeutics Pursues
Accelerated Approval Pathway for
BEAM-302 in Alpha-1 Antitrypsin
Deficiency, Citing

Multiple supply tiers @ @ PO3 Indian Health Ministry Issues

Advisory to States, UTs to Regulate
Stem Cell Therapy

PO

II

GC Cell's CAR-NK Therapy GCC2005

P04 . )
Approved for Compassionate Use in
Refractory T-Cell Lymphoma

PO5 Gene Therapy Manufacturing

Platform Market to Reach $7.11
Billion by 2033, Driven by

CRISPR Therapeutics Anticipates
CASGEVY Market Expansion and Key
Pipeline Catalysts by Year-End 2026

Multiple customers @ @ P08

90
bl
-

UA Little Rock Secures Grant to
Develop 3D Tissue Scaffold
Replicating Human Intestinal

0

Vertex Pharmaceuticals Initiates
Phase I/ for Type 1 Diabetes Cell
Therapy, Expands Renal

P08

3-Year-Old's Metastatic Liver Cancer
Single use @ Disappears After Two Doses of
Experimental CAR T-Cell Therapy
CRISPR Therapeutics Forges
Long-Term Growth with In Vivo
Editing and Gene Insertion Following

P1

!H

Research Prototype Joint evaluation  Product adoption Scale

Deployment maturity right

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

uses three impact levels: single use, multiple customers and multiple supply tiers. Bubble diameter reflects the editorial score
inherited from the weekly selection rubric.
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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.

P01 . .
Manufacturing; Vyriad's In

A12 | Cell source | Joint evaluation

FACT
Ori Biotech announced a 10-year, $120 million partnership

with an undisclosed biopharma firm to automate cell
therapy manufacturing using its IRO platform, aiming to
improve patient access. Concurrently, Vyriad secured IND
approval forits in vivo CAR-T therapy, V169, for multiple
myeloma, initiating a Phase 1 trial. These advancements
highlight a growing industry focus on manufacturing
automation and novel in vivo gene-editing approaches.
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.

EDITORIAL SCORE 22/25 | MATURITY 3/5 | IMPACT 3/3

Ori Biotech Secures $120M, 10-Year Partnership for Automated Cell Therapy

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.

P02

A04 | Process & materials | Product adoption

FACT
Beam Therapeutics announced updated Phase 1/2 clinical

trial data for BEAM-302, its treatment for Alpha-1 Antitrypsin
Deficiency (AATD), showing an acceptable safety profile and
promising biomarker data indicating functional AAT
production. The company has clarified its plan to pursue an
accelerated approval pathway for the 60mg dose, with a
12-month AAT biomarker change as the primary endpoint.

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.

EDITORIAL SCORE 21/25 | MATURITY 4/5 | IMPACT 2/3

Beam Therapeutics Pursues Accelerated Approval Pathway for BEAM-302 in
Alpha-1 Antitrypsin Deficiency, Citing

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.
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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.

A09 | Quality control | Scale-up

Therapy

FACT
The Indian Ministry of Health and Family Welfare has issued

a comprehensive advisory to all states and Union
Territories, reinforcing regulations on stem cell therapies
following directives from the Supreme Court. The advisory
stipulates that stem cell treatments are permitted for
routine clinical practice only for approved disease
conditions, specifically limiting the therapeutic use of stem
cells for Autism Spectrum Disorder (ASD) to approved
clinical trials.

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.

EDITORIAL SCORE 21/25 | MATURITY 5/5 | IMPACT 2/3

Indian Health Ministry Issues Advisory to States, UTs to Regulate Stem Cell

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.

A06 | Clinical use | Scale-up

Refractory T-Cell Lymphoma

FACT
GC Cell's CAR-NK cell therapy, GCC2005, has received

approval for compassionate use in patients with refractory
T-cell lymphoma at Seoul National University Hospital
(SNUH) in South Korea. This approval follows the
completion of the Phase 1a dosing in Korea and precedes
the initiation of Phase 1b, offering a critical new treatment
option for patients who have failed standard anti-cancer
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.

EDITORIAL SCORE 21/25 | MATURITY 5/5 | IMPACT 2/3

GC Cell's CAR-NK Therapy GCC2005 Approved for Compassionate Use in

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.
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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.

P05
Driven by

A13 | Access & scale | Research

FACT
This article provides an overview of a market research report

published by HTF Market Intelligence. The gene therapy
manufacturing platform market is projected to grow at a
Compound Annual Growth Rate (CAGR) of 12.2% from 2026
to 2033, reaching $7.11 billion by 2033. This market
encompasses manufacturing platforms for AAV, lentivirus,
adenovirus vectors, non-viral delivery systems, and plasmid
DNA. The expansion of domestic manufacturing
infrastructure in the U.S.

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.

EDITORIAL SCORE 21/25 | MATURITY 1/5 | IMPACT 3/3

Gene Therapy Manufacturing Platform Market to Reach $7.11 Billion by 2033,

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 P05.

UNKNOWN

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

A02 | Cell source | Scale-up

Catalysts by Year-End 2026

FACT
CRISPR Therapeutics expresses strong optimism for the

continued market adoption of its approved gene-editing
therapy, CASGEVY, and anticipates significant data updates
from multiple key pipeline programs by the end of 2026.
Specifically, Phase 1b data for CTX310 in severe
hypertriglyceridemia, Phase 2 results for Factor XI
therapeutic CTX611, and additional data from the zugo-cel
autoimmune program are eagerly awaited.

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.

EDITORIAL SCORE 20/25 | MATURITY 5/5 | IMPACT 2/3

CRISPR Therapeutics Anticipates CASGEVY Market Expansion and Key Pipeline

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.
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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.

A08 | Process & materials | Research

Intestinal

FACT
Dr. Sujan Ghosh at the University of Arkansas at Little Rock

has received a grant to develop a novel 3D tissue scaffold
capable of accurately mimicking the villi-crypt structures of
the human small intestine. This advanced platform aims to
enable more physiologically relevant culture of intestinal
organoids, facilitating research into inflammatory bowel
disease, colorectal cancer, radiation exposure, and drug
screening.

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.

EDITORIAL SCORE 20/25 | MATURITY 1/5 | IMPACT 2/3

UA Little Rock Secures Grant to Develop 3D Tissue Scaffold Replicating Human

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 P07.

UNKNOWN

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

P08
Expands Renal

Al1 | Quality control | Joint evaluation

FACT
Vertex Pharmaceuticals unveiled its ambitious growth

strategy beyond cystic fibrosis at the Morgan Stanley 24th
Global Healthcare Conference, emphasizing its renal
pipeline and a groundbreaking cell therapy program for
Type 1 Diabetes (T1D). The T1D cell therapy program has
received IND approval, enabling patient dosing in its Phase
I/1l trial, aiming for a "one-and-done" curative approach.
This move signals a significant diversification into
high-impact therapeutic areas.

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.

EDITORIAL SCORE 20/25 | MATURITY 3/5 | IMPACT 2/3

Vertex Pharmaceuticals Initiates Phase I/Il for Type 1 Diabetes Cell Therapy,

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.
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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.

A03 | Clinical use | Pilot

FACT
A groundbreaking report in the New England Journal of

Medicine details the complete remission of metastatic
hepatoblastoma in a 3-year-old child after just two doses of
an experimental CAR T-cell therapy. This treatment,
involving genetically engineering the patient's own immune
cells to specifically target cancer, suggests the potential
efficacy of CAR T-cell therapy-previously largely confined to
blood cancers-against difficult-to-treat solid tumors.

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.

EDITORIAL SCORE 20/25 | MATURITY 2/5 | IMPACT 2/3

3-Year-Old's Metastatic Liver Cancer Disappears After Two Doses of
Experimental CAR T-Cell Therapy

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.

AO01 | Access & scale | Scale-up

Insertion Following

FACT
CRISPR Therapeutics reportedly aims for significant growth

over the next decade by building on the commercialization
of its approved sickle cell disease and
transfusion-dependent beta-thalassemia therapy, CASGEVY.
The company plans to focus on next-generation
technologies including in vivo gene editing, broad tissue
delivery, and whole gene insertion.

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.

EDITORIAL SCORE 20/25 | MATURITY 5/5 | IMPACT 1/3

CRISPR Therapeutics Forges Long-Term Growth with In Vivo Editing and Gene

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.
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OWNERS / GATES / DELIVERABLES

Playbook and Roadmap

Playbook and 0-5 year roadmap

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

Build a portfolio and

Operating companies separate research findings Run production-like

from clinical readiness qualification with explicit architecture that can

and define release, safety acceptance and stop absorb technology and

and follow-up gates criteria. supplier changes.

Materials, equipment and connect materials, Create shared reliability, Standardize interfaces,

technology suppliers equipment and assays to process-window and traceability, lifecycle

repeatable cell quality and failure-analysis data with support and recovery

regulatory evidence customers. services.

Trading, investment and Map patient count, Contract for capacity, Diversify regional,

legal teams endpoints, comparators, quality, change notice, technical and customer
adverse events, CMC liability, alternatives and concentration risk.
consistency and exit.
reimbursement.
ROADMAP

NOW | 0-30 DAYS NOW | 0-30 DAYS

Risk screen

NEXT | 1-12 MONTHS

Evidence ledger

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

owner

Owner: Procurement + legal
Deliverable: unknowns, alternatives,

stop

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 Source, test conditions and reproducibility No traceable evidence

G2 Integration R&D Interface, process window and failure analysis Cannot meet system
conditions

G3 Commercial Business Capacity, total cost, contract and alternatives Economics or supply cannot
be supported

G4 Lifecycle Operations Monitoring, maintenance, change notice and exit No accountable operating

plan

Troy Technical | iPS & Regenerative Medicine | cutoff 2026-09-18 11



Analyzed Articles 1/1

ANALYZED ARTICLES | ITEMS 01-13

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

A01

A02

A03

A04

A05

A06

AO7

A08

A09

A10

All

Al12

Al3

CRISPR Therapeutics Forges Long-Term Growth with In Vivo
Editing and Gene Insertion Following CASGEVY Approval

CRISPR Therapeutics Anticipates CASGEVY Market Expansion
and Key Pipeline Catalysts by Year-End 2026

3-Year-Old's Metastatic Liver Cancer Disappears After Two
Doses of Experimental CAR T-Cell Therapy

Beam Therapeutics Pursues Accelerated Approval Pathway for
BEAM-302 in Alpha-1 Antitrypsin Deficiency, Citing Positive
Phase 1/2 Clinical Data

EU-Funded PRISM-LT Project Accelerates Living Tissue Growth
with Nature-Inspired 3D Bioprinting, Paving Way for Leukemia
Research and Cultivated Meat Production

GC Cell's CAR-NK Therapy GCC2005 Approved for
Compassionate Use in Refractory T-Cell Lymphoma at SNUH,
South Korea

Biolnformant Report Outlines 2026 iPSC-Derived Cell
Therapeutic Pipeline, Highlighting Safety Challenges and Key
Developers

UA Little Rock Secures Grant to Develop 3D Tissue Scaffold
Replicating Human Intestinal Villi-Crypt Structures

Indian Health Ministry Issues Advisory to States, UTs to
Regulate Stem Cell Therapy; Limits Autism Application to
Clinical Trials

Tempest Therapeutics Licenses Senlang's In Vivo CAR-T
Platform, Targeting Relapsed/Refractory Multiple Myeloma
with Dual BCMA/GPRC5D Approach in Phase | Trial

Vertex Pharmaceuticals Initiates Phase I/l for Type 1 Diabetes
Cell Therapy, Expands Renal Pipeline at Morgan Stanley
Conference

Ori Biotech Secures $120M, 10-Year Partnership for
Automated Cell Therapy Manufacturing; Vyriad's In Vivo CAR-T
Clears IND

Gene Therapy Manufacturing Platform Market to Reach $7.11
Billion by 2033, Driven by Accelerated Investment in
Automated Manufacturing
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https://www.fool.com/investing/2026/09/17/where-will-crispr-therapeut
ics-be-in-10-years-if-g/

https://www.marketbeat.com/instant-alerts/event-crispr-therapeutics-e
yes-casgevy-growth-year-end-pipeline-catalysts-2026-09-14/

https://www.sciencealert.com/a-3-year-olds-metastatic-cancer-disappe
ared-after-two-doses-of-experimental-therapy

https://simplywall.st/stocks/us/pharmaceuticals-biotech/nasdaqg-beam/
beam-therapeutics/news/clinical-trial-progress-might-change-the-case-f
or-investing

https://cordis.europa.eu/article/id/467379-nature-inspired-tech-accelera

tes-living-tissues-growth

https://www.koreabiomed.com/news/articleView.htm[?idxno=33234

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

https://ualr.edu/news/2026/09/14/ua-little-rock-researcher-receives-gra
nt-to-develop-more-realistic-model-of-human-intestine/

https://www.etvbharat.com/en/health/stem-cell-therapy-regulation-in-i
ndia-advisory-enn26091704252

https://allsci.com/news/licensing-and-partnerships/in-vivo-car-t-tempes
t-expands-strategy-with/

https://www.marketbeat.com/instant-alerts/event-vertex-pharmaceutic
als-eyes-renal-growth-with-key-pdufa-pipeline-catalysts-ahead-2026-09-
14/

https://www.regmednet.com/cell-therapy-weekly-us120-million-10-year
-cell-therapy-manufacturing-partnership/

https://www.htfmarketintelligence.com/report/united-states-gene-thera
py-manufacturing-platform-market
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#01 CRISPR Therapeutics Forges Long-Term Growth

with In Vivo Editing and Gene Insertion Following
CASGEVY Approval

Published September 18, 2026 The Motley Fool USA

| OVERVIEW

CRISPR Therapeutics reportedly aims for significant growth over the next decade by
building on the commercialization of its approved sickle cell disease and transfusion-
dependent beta-thalassemia therapy, CASGEVY. The company plans to focus on
next-generation technologies including in vivo gene editing, broad tissue delivery, and
whole gene insertion. These innovations are critical pillars for gene editing to become
a universal therapeutic option across various disease types, fundamentally

transforming the landscape of disease treatment.



| IN DEPTH

Key Findings: Leveraging CASGEVY Success to Focus on In Vivo Editing and

Gene Insertion

CRISPR Therapeutics is positioning itself for substantial growth over the next decade by
concentrating its resources on further innovations in gene-editing technology, building
upon the success of CASGEVY, its first approved gene-editing therapy for sickle cell
disease and transfusion-dependent beta-thalassemia. The core of the company's long-
term strategy involves the development of in vivo gene-editing techniques, establishing
efficient gene delivery systems to diverse tissues, and mastering whole gene insertion
technology to enable more complex genetic corrections. The realization of these
technologies is expected to expand the applicability of gene editing from monogenic

disorders to a broader spectrum of chronic and polygenic diseases.

Technical and Clinical Details: Advancing Delivery Systems and Precision

Editing Tools

CRISPR Therapeutics is intensely focused on technological development to accelerate
the transition from current ex vivo (cell editing outside the body) approaches to in vivo
(direct editing within the body) methods. This includes optimizing advanced vector
systems such as adeno-associated viruses (AAVs) and lipid nanoparticles (LNPs) to
safely and efficiently deliver gene-editing tools to various organs and tissues, including
the heart, liver, and nervous system. Whole gene insertion technology goes beyond
mere gene knockout or point mutation correction, aiming to integrate entire functional
genes into specific genomic locations, potentially offering more curative therapeutic
effects. These technologies aim to establish a future where a single dose can provide
lasting therapeutic benefits for diseases currently intractable with conventional

treatments.



Background and Industry Context: Gene Editing Proliferation and Intensifying

Competition

Gene-editing technology has seen groundbreaking advancements in recent years, with
CASGEVY's approval marking a significant milestone in its practical application.
However, this field is rapidly evolving, with competitors like Prime Medicine and Beam
Therapeutics also entering the market with their unique base editing and prime editing
technologies. To maintain leadership in this competitive environment, CRISPR
Therapeutics must continuously establish technological superiority. In vivo editing, in
particular, is considered a crucial factor for improving treatment accessibility and
benefiting more patients, and success in this area will significantly influence the

company's long-term valuation.

Strategic Significance and Outlook: Transforming Medicine Through Gene
Editing

Over the next decade, CRISPR Therapeutics anticipates that gene-editing technology
has the potential to fundamentally transform current medical paradigms. As in vivo
editing matures and its target specificity and safety further improve, gene editing is
expected to be widely applied not only to rare genetic diseases like sickle cell disease
but also to more common chronic conditions (e.g., cardiovascular diseases,
neurodegenerative disorders, cancer). Through strategic investments in Al, broad
delivery systems, and whole gene insertion, the company envisions a future where gene
editing is established as a 'universal therapeutic modality,' providing sustained and
effective treatment options to hundreds of millions of patients. This ambitious vision aims
to position CRISPR Therapeutics beyond a mere biotechnology firm, as a leading

innovator shaping the future of medicine.

Source: https://www.fool.com/investing/2026/09/17/where-will-crispr-therapeutics-be-in-10-years-if-g/
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#02 CRISPR Therapeutics Anticipates CASGEVY

Market Expansion and Key Pipeline Catalysts by Year-
End 2026

Published September 14, 2026 MarketBeat USA

| OVERVIEW

CRISPR Therapeutics expresses strong optimism for the continued market adoption
of its approved gene-editing therapy, CASGEVY, and anticipates significant data
updates from multiple key pipeline programs by the end of 2026. Specifically, Phase
1b data for CTX310 in severe hypertriglyceridemia, Phase 2 results for Factor Xl
therapeutic CTX611, and additional data from the zugo-cel autoimmune program are
eagerly awaited. These clinical advancements are crucial growth drivers, showcasing
the broad applicability of gene-editing technology and representing pivotal milestones

for investors.



| IN DEPTH

Key Findings: CASGEVY Market Penetration and Year-End Pipeline

Acceleration

CRISPR Therapeutics announced that its groundbreaking gene-editing therapy,
CASGEVY, continues to expand its market adoption in the treatment of sickle cell
disease and transfusion-dependent beta-thalassemia. Concurrently, the company
emphasized the anticipation of significant data updates from several late-stage pipeline
programs by the end of 2026. These developments are expected to further accelerate
the company's business growth and solidify its position as a leading company in the

gene-editing sector.

Technical and Clinical Details: Progress for CTX310, CTX611, and Zugo-cel

Key catalysts in the company's pipeline include data from the Phase 1b trial of CTX310
for severe hypertriglyceridemia, which aims to correct the root cause of the disease
through in vivo gene editing using AAV (adeno-associated virus). Additionally, Phase 2
results for CTX611, a Factor Xl therapeutic intended for bleeding disorders, are
expected soon. Furthermore, additional data from the zugo-cel autoimmune disease
program are anticipated, indicating the broad applicability of CRISPR technology beyond
oncology. These programs utilize distinct disease mechanisms and therapeutic

approaches, reflecting the versatile capabilities of CRISPR technology.

Background and Industry Context: Commercialization of Gene Editing and

Next-Generation Expectations

The approval and commercialization of CASGEVY represent a critical juncture,
signifying the transition of gene editing from research to practical medicine. However,
CRISPR Therapeutics' long-term growth hinges on its ability to leverage this initial
success to develop new gene-editing therapies for a wider range of diseases. In vivo
editing technology, in particular, attracts significant industry attention as it eliminates the
need for ex vivo cell manipulation, potentially greatly improving patient access and
treatment convenience. The company continues to push the frontiers of gene editing

through the advancement of these early-stage gene-editing technologies.



Strategic Significance and Outlook: Portfolio Expansion and Patient Impact

The commercial success of CASGEVY and the positive data readouts expected from the
pipeline towards the end of the year could significantly impact CRISPR Therapeutics'
stock price and market valuation. These developments demonstrate the company's
capability to fully harness the potential of gene-editing technology and deliver new
therapies to patients. In the long term, successful innovation in these areas could
provide fundamental solutions for many patients who currently lack treatments or for
whom existing treatments are insufficient. CRISPR Therapeutics aims to explore the
next frontiers of gene editing and redefine the future of disease treatment, expanding its

impact across global health.

Source: https://www.marketbeat.com/instant-alerts/event-crispr-therapeutics-eyes-casgevy-growth-year-
end-pipeline-catalysts-2026-09-14/
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#03 3-Year-Old's Metastatic Liver Cancer Disappears
After Two Doses of Experimental CAR T-Cell Therapy

Published September 15, 2026  ScienceAlert (New England Journal of Medicine) USA

| oveERVIEW

A groundbreaking report in the New England Journal of Medicine details the complete
remission of metastatic hepatoblastoma in a 3-year-old child after just two doses of
an experimental CAR T-cell therapy. This treatment, involving genetically engineering
the patient's own immune cells to specifically target cancer, suggests the potential
efficacy of CAR T-cell therapy—previously largely confined to blood cancers—against
difficult-to-treat solid tumors. While a single case study, this offers new hope for CAR
T-cell therapy in solid tumors and marks a significant discovery paving the way for

larger clinical investigations.



| IN DEPTH

Key Findings: Metastatic Hepatoblastoma in 3-Year-Old Achieves Complete
Remission with CAR T-Cell Therapy

A case report published in the New England Journal of Medicine details a remarkable
therapeutic outcome in a 3-year-old child. Diagnosed with advanced, metastatic
hepatoblastoma, the child achieved complete remission, with the cancer disappearing
entirely, following only two doses of an experimental CAR T-cell therapy. This represents
a pivotal advancement, as CAR T-cell therapy has largely been confined to treating
hematological malignancies. This case is among the first to clearly demonstrate the
potential for high efficacy in notoriously difficult-to-treat solid tumors, particularly in

pediatric cancers, marking a significant breakthrough in oncology research.

Technical and Clinical Details: GPC3-Targeted CAR T-Cells for Solid Tumors

The CAR T-cells used in this treatment were genetically engineered to specifically target
Glypican-3 (GPC3), a glycoprotein highly expressed on the surface of hepatoblastoma
cells. This selection of GPC3 as a target is biologically sound given its characteristic
overexpression in this particular cancer. The treated child presented with metastatic
disease that was refractory to standard chemotherapy and surgical interventions. CAR
T-cell therapy involves extracting a patient's T-cells, genetically modifying them to
express a chimeric antigen receptor (CAR), and reinfusing them to recognize and attack
cancer cells. In this single case, the safety profile of the treatment was manageable, with
no severe cytokine release syndrome reported. The achievement of complete remission
strongly suggests that the CAR T-cells effectively trafficked to and eliminated cancer

cells throughout the body.



Background and Industry Context: Challenges and Hope for CAR T-Cells in

Solid Tumors

CAR T-cell therapy has achieved spectacular successes in blood cancers like lymphoma
and leukemia. However, its application to solid tumors has been fraught with challenges,
including immunosuppressive tumor microenvironments, poor CAR T-cell infiltration into
tumors, and the lack of suitable target antigens. Consequently, clinical trials for CAR T-
cell therapy targeting solid tumors have yielded limited success thus far. This case of the
3-year-old child offers substantial hope to the industry by unequivocally demonstrating
the potential efficacy of CAR T-cell therapy against solid tumors, overcoming many of
these previously intractable hurdles. This discovery is especially critical for pediatric

cancers, where therapeutic options are often extremely limited.

Strategic Significance and Outlook: Impact on Pediatric and Solid Tumor

Oncology

While this report is based on a single case and requires further validation through larger
clinical trials, its implications are profound. It suggests that GPC3-targeted CAR T-cell
therapy could be an effective treatment not only for hepatoblastoma but potentially for
other GPC3-positive solid tumors. Future clinical development will urgently need to
evaluate safety and efficacy in a broader patient cohort. If these promising results are
confirmed, this therapy could fundamentally transform treatment strategies for pediatric
cancers, particularly for metastatic hepatoblastoma, which carries a poor prognosis,
potentially saving numerous lives. This landmark case may well herald a new era in solid

tumor immunotherapy.

Source: https://www.sciencealert.com/a-3-year-olds-metastatic-cancer-disappeared-after-two-doses-of-
experimental-therapy
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#04 Beam Therapeutics Pursues Accelerated Approval
Pathway for BEAM-302 in Alpha-1 Antitrypsin
Deficiency, Citing Positive Phase 1/2 Clinical Data

Published September 10, 2026  Simply Wall St USA

| OVERVIEW

Beam Therapeutics announced updated Phase 1/2 clinical trial data for BEAM-302,
its treatment for Alpha-1 Antitrypsin Deficiency (AATD), showing an acceptable safety
profile and promising biomarker data indicating functional AAT production. The
company has clarified its plan to pursue an accelerated approval pathway for the
60mg dose, with a 12-month AAT biomarker change as the primary endpoint. This
clarified accelerated approval strategy could significantly impact Beam Therapeutics'
investment valuation and pave the way for early access to this innovative therapy for
AATD patients.



| IN DEPTH

Key Findings: BEAM-302 Plans Accelerated Approval Pathway for AATD

Treatment

Beam Therapeutics has reported updated data from its Phase 1/2 clinical trial for BEAM-
302, a candidate therapeutic for Alpha-1 Antitrypsin Deficiency (AATD). The data
indicate an acceptable safety profile for BEAM-302 and, critically, show positive changes
in AAT biomarkers, signifying the production of functional alpha-1 antitrypsin (AAT). The
company has now clarified its plan to pursue an accelerated approval pathway for the
60mg dose, setting a 12-month change in AAT biomarkers as the primary endpoint. This

strategic clarity elevates expectations for a breakthrough in AATD treatment.

Technical and Clinical Details: Base Editing Technology and BEAM-302's

Mechanism of Action

BEAM-302 is an in vivo therapeutic utilizing Beam Therapeutics' innovative base editing
technology. AATD is a genetic disorder caused by mutations in the AAT protein produced
in the liver, leading to severe lung and liver damage. BEAM-302 is delivered to
hepatocytes via an AAV (adeno-associated virus) vector, where base editing is employed
to directly correct the disease-causing genetic mutations, aiming to restore the
production of functional AAT. The positive changes in biomarkers observed in the Phase
1/2 trial suggest that this base editing approach effectively operates in the liver,
potentially addressing the root cause of the disease. Furthermore, the safety data

collected so far remains within acceptable limits, with no serious concerns reported.



Background and Industry Context: Unmet Medical Needs in AATD and the

Promise of Base Editing

Alpha-1 Antitrypsin Deficiency is a genetic disorder affecting millions worldwide, yet
existing treatments are primarily limited to symptom management or AAT augmentation
therapy, without correcting the underlying genetic defect. Effective therapeutic options
are particularly scarce for patients who have progressed to severe lung or liver disease.
Beam Therapeutics' base editing technology offers a significant advantage over
conventional CRISPR-Cas9 systems by enabling precise single-base changes without
inducing double-strand DNA breaks, thereby reducing the risk of off-target edits. This
precise editing capability holds immense potential for curative treatments of monogenic
diseases like AATD.

Strategic Significance and Outlook: Accelerated Approval and Market

Valuation Impact

The pursuit of an accelerated approval pathway for BEAM-302 represents a critical
strategic inflection point for Beam Therapeutics. The FDA's accelerated approval
program aims to bring groundbreaking therapies for serious conditions to patients
sooner, applying when a specific biomarker can reasonably predict clinical benefit. If
BEAM-302 gains approval via this pathway, AATD patients could receive treatment much
faster. This development is expected to positively impact Beam Therapeutics' market
valuation and further enhance the potential for gene-editing technologies to be
commercialized across a wide range of disease areas. Future clinical trial data and
regulatory decisions will be key focal points for investors and medical professionals

alike.

Source: https://simplywall.st/stocks/us/pharmaceuticals-biotech/nasdag-beam/beam-

therapeutics/news/clinical-trial-progress-might-change-the-case-for-investing
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#05 EU-Funded PRISM-LT Project Accelerates Living
Tissue Growth with Nature-Inspired 3D Bioprinting,
Paving Way for Leukemia Research and Cultivated
Meat Production

Published September 18, 2026 CORDIS - European Union  EuropeiE&
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| OVERVIEW

The EU-funded PRISM-LT project has developed an innovative 3D bioprinting
technology that efficiently grows living bone, fat, and muscle tissues in the laboratory.
This nature-inspired platform can design and construct complex biological tissues
from stem cells, offering significant potential for improving disease models in
leukemia research and enabling sustainable cultivated meat production. Based on
the concept of 'Engineered Living Materials' capable of growth, response, and
environmental adaptation, this technology is set to revolutionize regenerative

medicine and biomanufacturing.



| IN DEPTH

Key Findings: Nature-Inspired 3D Bioprinting Accelerates Living Tissue
Growth

The EU-funded PRISM-LT project has developed a groundbreaking 3D bioprinting
technology capable of growing living bone, fat, and muscle tissues in the laboratory with
unprecedented efficiency and precision. This innovative platform utilizes stem cells as
raw materials to design and construct more complex and functional biological tissues.
This capability is expected to unlock significant potential in areas such as creating more
physiologically relevant disease models for leukemia research and enabling sustainable

cultivated meat production as an alternative protein source.

Technical Details: 3D Bioprinting as Engineered Living Materials

The technology developed by the PRISM-LT project is based on the concept of
'Engineered Living Materials (ELMs).' This means constructing living cellular structures
that not only arrange cells structurally but also possess the ability to grow, respond to
external stimuli, and adapt to their environment. This 3D bioprinting technique allows for
the simultaneous placement of multiple types of stem cells in specific geometric
patterns, mimicking the complex microarchitecture of natural tissues. This methodology
goes beyond the limitations of traditional tissue engineering, enabling the creation of
structures with more advanced tissue functions, such as vascularization and innervation.
For example, in leukemia research, it could be used to construct 3D models replicating
the bone marrow microenvironment from patient-derived stem cells, facilitating drug

screening and disease mechanism elucidation.



Background and Industry Context: Innovation Needs in Regenerative Medicine

and Food Production

In the field of regenerative medicine, the scarcity of tissues and organs for
transplantation remains a major challenge, while demand for clinically relevant in vitro
models for new drug development is increasing. Concurrently, there is growing interest
in cultivated meat (cellular agriculture) due to environmental burdens and ethical
concerns associated with conventional meat production. Traditional tissue engineering
techniques and 2D cell cultures have been insufficient to meet these complex
requirements. 3D bioprinting technologies like those from the PRISM-LT project address
these unmet needs, possessing the potential to accelerate innovation in both fields by

enabling the production of more scalable and functional biological tissues.

Strategic Significance and Outlook: From Therapeutic Applications to

Sustainable Food Systems

This nature-inspired 3D bioprinting technology holds the potential to revolutionize a wide
range of fields. In regenerative medicine, it can enable the manufacturing of custom-
made biological tissues for repairing or replacing damaged tissues and organs, realizing
patient-specific treatments. It can also provide high-precision disease models to support
the development of more effective drugs for intractable diseases like leukemia.
Furthermore, in the cultivated meat sector, it will serve as a foundational technology for
producing meat more efficiently and sustainably without raising animals, contributing to
improved food security and reduced environmental impact. The achievements of the
PRISM-LT project represent a significant step in the transformative power of

biotechnology on society.

Source: https://cordis.europa.eu/article/id/467379-nature-inspired-tech-accelerates-living-tissues-growth
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#06 GC Cell's CAR-NK Therapy GCC2005 Approved for

Compassionate Use in Refractory T-Cell Lymphoma at
SNUH, South Korea

Published September 18, 2026 Korea Biomedical Review South Korea

-

| OVERVIEW

GC Cell's CAR-NK cell therapy, GCC2005, has received approval for compassionate
use in patients with refractory T-cell ymphoma at Seoul National University Hospital
(SNUH) in South Korea. This approval follows the completion of the Phase 1a dosing
in Korea and precedes the initiation of Phase 1b, offering a critical new treatment
option for patients who have failed standard anti-cancer therapies. The move
underscores the potential of allogeneic CAR-NK platforms to address high unmet

medical needs with a potentially improved safety profile compared to CAR-T

therapies.



| IN DEPTH

Key Findings

GC Cell's CAR-NK cell therapy, GCC2005, has been granted compassionate use
approval at Seoul National University Hospital (SNUH) for patients suffering from
refractory T-cell ymphoma. This landmark decision provides a crucial lifeline for
individuals who have exhausted conventional anti-cancer treatments and highlights the

growing confidence in novel cellular immunotherapies.

Technical and Clinical Details

GCC2005 is an allogeneic CAR-NK cell therapy designed to target specific tumor-
associated antigens, enabling genetically modified natural killer (NK) cells to precisely
and powerfully eliminate cancer cells. Unlike autologous CAR-T therapies, which require
patient-specific cell collection and manufacturing, CAR-NK cells can be derived from
healthy donors, allowing for off-the-shelf availability. GC Cell has successfully completed
the Phase 1a portion of the trial in South Korea, with preliminary data suggesting a
favorable safety profile and early indicators of efficacy. The compassionate use approval
mechanism allows critically ill patients, for whom no other treatment options exist, to
access promising experimental therapies outside of a formal clinical trial, reflecting a
regulatory acknowledgment of GCC2005's therapeutic potential for a high-unmet-need

population like T-cell lymphoma patients.

Background and Industry Context

T-cell lymphoma is an aggressive cancer with a poor prognosis and limited effective
treatment options, driving an urgent need for innovative therapeutic strategies. CAR-NK
cell therapies are gaining significant traction in the oncology landscape due to their
potential advantages over CAR-T cells, including a lower risk of severe adverse events
such as cytokine release syndrome (CRS) and immune effector cell-associated
neurotoxicity syndrome (ICANS), as well as simplified manufacturing processes. This
compassionate use approval marks a significant milestone for GC Cell, advancing their
pipeline and contributing to the broader trend of expanding access to cutting-edge
regenerative medicines in South Korea. The global cellular therapy market is rapidly
evolving, with a focus on enhancing accessibility and safety while broadening the scope

of treatable diseases.



Strategic Significance and Outlook

GC Cell is actively preparing to launch its Phase 1b clinical trial, which will further
evaluate the safety and efficacy of GCC2005 in a larger patient cohort. Data collected
from this compassionate use will offer valuable insights that could inform future clinical
development strategies and regulatory interactions. The approval also strengthens GC
Cell’s position in the competitive CAR-NK space, where companies worldwide are
striving to develop effective, readily available cell therapies. Success in the upcoming
trials could position GCC2005 as a transformative treatment for refractory T-cell

lymphoma, potentially shifting the treatment paradigm for this challenging disease.

Source: https://www.koreabiomed.com/news/articleView.html?idxno=33234
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#07 Biolnformant Report Outlines 2026 iPSC-Derived

Cell Therapeutic Pipeline, Highlighting Safety
Challenges and Key Developers

Published September 18, 2026  Biolnformant USA

| OVERVIEW

This article provides an overview of a market research report by Biolnformant,
focusing on the 2026 pipeline for iPSC-derived cell therapeutics. The report analyzes
the current state and future challenges, identifying companies like Fate Therapeutics,
Exacis Biotherapeutics, Ernexa Therapeutics, and FUJIFILM Cellular Dynamics as
key developers of iPSC-derived NK cells, CAR-T cells, and iMSCs. It emphasizes the

critical need to rigorously evaluate tumorigenicity, dose toxicity, and immunogenicity
in clinical trials.



| IN DEPTH

Key Findings

This article summarizes a market research report published by Biolnformant, titled "The
Pipeline for iPSC-Derived Cell Therapeutics in 2026." The report provides a
comprehensive overview of the current landscape of induced pluripotent stem cell
(iPSC)-derived cell therapeutics, analyzing the progress and remaining hurdles for
broader clinical application. While iPSCs are widely utilized in disease modeling and
drug discovery, their transition into widely available patient therapies still faces significant

challenges, particularly regarding safety and scalability.

Technical and Clinical Details

The Biolnformant report highlights that although iPSCs are foundational for disease
modeling and drug discovery, a considerable journey remains before iPSC-derived cell
types achieve widespread patient use. Leading companies in this space, including Fate
Therapeutics, Exacis Biotherapeutics, Ernexa Therapeutics, and FUJIFILM Cellular
Dynamics, are actively developing a diverse range of iPSC-derived cell therapies, such
as NK cells, CAR-T cells, and iMSCs. The report underscores that critical parameters
like tumorigenicity (the potential to form tumors), dose toxicity, and immunogenicity (the
propensity to elicit an immune response) must be thoroughly assessed and understood
in ongoing and future clinical trials. These safety considerations are paramount for
regulatory approval and successful commercialization, differentiating iPSC-derived

products from other advanced therapies.



Background and Industry Context

The regenerative medicine sector is rapidly expanding, with iPSCs positioned as a
versatile source for various cell types that could revolutionize treatments for
degenerative diseases, cancers, and autoimmune disorders. The ability of iPSCs to
proliferate indefinitely and differentiate into virtually any cell type makes them an
attractive universal starting material for allogeneic cell therapies, which can be
manufactured at scale and supplied off-the-shelf. However, controlling differentiation
purity, ensuring genetic stability during expansion, and mitigating immune rejection
remain active areas of research. Regulatory bodies globally are developing frameworks
to guide the development and approval of these complex therapies, with safety being a
primary concern for both regulators and developers. The insights from Biolnformant’s
report provide valuable context for investors and pharmaceutical companies navigating

this innovative but technically demanding therapeutic landscape.

Strategic Significance and Outlook

The report's emphasis on safety parameters like tumorigenicity, dose toxicity, and
immunogenicity serves as a crucial guide for companies aiming to advance their iPSC-
derived cell therapy candidates. Overcoming these challenges through robust preclinical
and clinical data will be key to gaining regulatory approval and commercial success. The
ongoing efforts by leading firms to address these issues signify a maturing field, with an
increasing focus on translating early-stage promise into viable, safe, and effective
treatments. Strategic investments in manufacturing scalability and quality control will
also be vital to ensure these therapies can reach a broad patient population. The long-
term outlook for iPSC-derived therapeutics remains promising, contingent upon

addressing these critical developmental hurdles effectively.

Source: https://bioinformant.com/ipsc-derived-cell-therapeutics/
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#08 UA Little Rock Secures Grant to Develop 3D
Tissue Scaffold Replicating Human Intestinal Villi-
Crypt Structures

Published September 14, 2026  University of Arkansas at Little Rock News USA

| OVERVIEW

Dr. Sujan Ghosh at the University of Arkansas at Little Rock has received a grant to
develop a novel 3D tissue scaffold capable of accurately mimicking the villi-crypt
structures of the human small intestine. This advanced platform aims to enable more
physiologically relevant culture of intestinal organoids, facilitating research into
inflammatory bowel disease, colorectal cancer, radiation exposure, and drug
screening. The project represents a significant step towards creating more realistic in

vitro models, surpassing the limitations of conventional 2D and simplistic 3D cultures.



| IN DEPTH

Key Findings

Dr. Sujan Ghosh, a researcher at the University of Arkansas at Little Rock, has been
awarded a grant to develop an innovative 3D tissue scaffold designed to precisely
replicate the intricate villi-crypt architecture of the human small intestine. This
breakthrough technology is poised to significantly enhance the fidelity of intestinal
organoid models, offering a more physiologically relevant platform for studying
inflammatory bowel disease (IBD), colorectal cancer, radiation exposure, and for

screening novel therapeutics.

Technical and Clinical Details

The core of Dr. Ghosh’s project involves engineering a sophisticated 3D scaffold that
can guide the self-organization and differentiation of intestinal cells into structures
mirroring the complex villi and crypts found in vivo. This scaffold provides an
environment where enterocytes can grow and function in a manner highly analogous to
their natural state within the human body. Researchers plan to utilize this advanced
platform to culture intestinal organoids, assessing their responses to radiation exposure
and their inherent regenerative capacities. By accurately recapitulating the complex
biomechanics and cellular interactions of the gut, this model promises to offer deeper
insights into disease pathogenesis and improve the predictive power of preclinical drug
evaluations, overcoming the intrinsic limitations of conventional 2D cell cultures and

simpler 3D models which fail to capture true physiological complexity.



Background and Industry Context

Intestinal organoids have emerged as powerful tools for disease modeling and drug
discovery. However, a major challenge in the field has been to create organoid cultures
that fully mimic the in vivo environment, particularly the complex villi-crypt structure of
the small intestine, which is critical for nutrient absorption, barrier function, and host-
microbe interactions. Dr. Ghosh’s work addresses this critical gap by integrating
advanced biomaterials engineering with cellular biology. The development of more
realistic intestinal models has broad implications, from elucidating the mechanisms of
IBD and advancing therapies for colorectal cancer to researching preventative and
therapeutic strategies for radiation-induced gut damage, a concern for astronauts and
radiotherapy patients. This represents a significant leap forward in tissue engineering

and regenerative medicine.

Strategic Significance and Outlook

This innovative 3D tissue scaffold and organoid model holds considerable promise for
future applications, including personalized medicine. By culturing patient-derived
organoids on these scaffolds, it may become possible to evaluate optimal drug choices
and treatment strategies tailored to individual patients, thereby revolutionizing precision
medicine. Beyond clinical applications, the technology could also find utility in food
science, for instance, in studying nutrient absorption or the effects of probiotics, or in
developing alternatives to animal testing. Dr. Ghosh's research is expected to establish a
next-generation disease modeling platform through the fusion of tissue engineering and
regenerative medicine, potentially yielding profound impacts across the healthcare and

biotechnology sectors globally.

Source: https://ualr.edu/news/2026/09/14/ua-little-rock-researcher-receives-grant-to-develop-more-
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#09 Indian Health Ministry Issues Advisory to States,
UTs to Regulate Stem Cell Therapy; Limits Autism
Application to Clinical Trials

Published September 17,2026 ETV Bharat India

| OVERVIEW

The Indian Ministry of Health and Family Welfare has issued a comprehensive
advisory to all states and Union Territories, reinforcing regulations on stem cell
therapies following directives from the Supreme Court. The advisory stipulates that
stem cell treatments are permitted for routine clinical practice only for approved
disease conditions, specifically limiting the therapeutic use of stem cells for Autism
Spectrum Disorder (ASD) to approved clinical trials. This measure aims to prevent
the commercial offering of unproven stem cell interventions and enhance patient

safety and protection.



| IN DEPTH

Key Findings

The Indian Ministry of Health and Family Welfare has issued a stringent advisory to all
states and Union Territories across India, mandating stricter regulation of stem cell
therapies. This directive, spurred by a Supreme Court ruling, explicitly restricts the
routine clinical application of stem cell therapies to only those disease conditions
approved by the Ministry, with particular emphasis that stem cell interventions for Autism

Spectrum Disorder (ASD) must be confined solely to approved clinical trials.

Technical and Clinical Details

The advisory is rooted in the National Guidelines for Stem Cell Research, first
established in 2017. According to these guidelines, stem cell therapy can only be offered
as a "standard treatment" if its scientific basis and clinical efficacy are firmly established,
and if the specific disease condition is listed and approved by the Ministry of Health and
Family Welfare. For all other conditions, particularly neurodevelopmental disorders like
ASD, therapeutic use is permissible only within the framework of well-designed, ethically
approved clinical trials until sufficient safety and efficacy are demonstrated. This
measure is designed to combat the proliferation of unproven stem cell interventions
being marketed as "commercial services," thereby safeguarding patients from receiving
ineffective or potentially harmful treatments and protecting them from significant financial
and health risks. The advisory urges state and UT administrations to strictly adhere to
and enforce these guidelines, promoting a responsible and evidence-based approach to

regenerative medicine.



Background and Industry Context

Globally, while stem cell therapies hold immense promise for various intractable
diseases, there has been a concerning rise in the unregulated and commercialized
application of unproven treatments. In India, numerous clinics have offered expensive
stem cell therapies for conditions such as ASD, often without robust scientific evidence,
leading to significant exploitation and health risks for vulnerable patients and their
families. The Supreme Court of India took cognizance of this issue, instructing the
government to implement appropriate regulatory measures. This advisory is a direct
response to that judicial mandate, aiming to protect public health and safety, and foster
the ethical and scientific advancement of stem cell research and therapy. This move by
India underscores a global trend toward stricter oversight in the regenerative medicine
sector, reflecting similar concerns observed in both developed and emerging economies

regarding patient protection and scientific integrity.

Strategic Significance and Outlook

The issuance of this advisory is expected to significantly reshape the landscape of stem
cell therapy in India. Clinics and hospitals offering unapproved treatments are now
subject to strict legal repercussions and increased scrutiny. Conversely, legitimate,
evidence-based stem cell research and approved clinical trials will continue to be
encouraged and supported. This regulatory clarity is anticipated to drive the
development of truly effective and safe stem cell therapies, ultimately benefiting patients.
India's proactive stance on stem cell regulation may also influence international
regulatory discussions, potentially accelerating similar efforts in other countries grappling

with the ethical and scientific challenges of advanced regenerative treatments.

Source: https://www.etvbharat.com/en/health/stem-cell-therapy-regulation-in-india-advisory-
enn26091704252
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#10 Tempest Therapeutics Licenses Senlang's In Vivo
CAR-T Platform, Targeting Relapsed/Refractory

Multiple Myeloma with Dual BCMA/GPRC5D Approach
in Phase | Trial

Published September 16, 2026 AllSci USA

| OVERVIEW

Tempest Therapeutics has secured an exclusive license option for Hebei Senlang
Biotechnology's CD7-targeting lentiviral in vivo CAR-T platform and related product
candidates. This platform generates CAR-T and CAR-NK cells directly within the
patient using lentiviral vectors, eliminating the need for complex ex vivo cell
manipulation and manufacturing. A dual-targeted BCMA/GPRC5D in vivo CAR-T
candidate for relapsed/refractory multiple myeloma is currently undergoing a Phase |

dose-escalation study.



| IN DEPTH

Key Findings

Tempest Therapeutics has acquired an exclusive license option for the CD7-targeting
lentiviral in vivo CAR-T platform and associated product candidates developed by Hebei
Senlang Biotechnology in China. This strategic partnership represents a significant
advancement in cellular immunotherapy, offering a novel approach to generate CAR-T
and CAR-NK cells directly within the patient, thereby bypassing the complex and
resource-intensive ex vivo manufacturing processes typically associated with

conventional CAR-T therapies.

Technical and Clinical Details

Senlang's innovative in vivo CAR-T platform leverages lentiviral vectors to directly
deliver the CAR transgene to endogenous T cells and natural killer (NK) cells within the
patient's body. This ingenious method circumvents the need for external cell collection,
genetic modification, expansion, and reinfusion, which are bottleneck steps in traditional
CAR-T therapy, promising substantial simplification of the manufacturing process and
potentially significant cost reductions. A key candidate derived from this platform is a
dual-targeted BCMA/GPRCS5D in vivo CAR-T, currently undergoing a Phase | dose-
escalation trial in patients with relapsed/refractory multiple myeloma. By targeting both
BCMA and GPRC5D, the therapy aims to mitigate tumor escape mechanisms and
induce more robust and durable anti-tumor responses, addressing a critical unmet need

in this patient population.



Background and Industry Context

While CAR-T cell therapies have revolutionized the treatment of hematological
malignancies, their widespread adoption is hampered by the logistical complexities, high
costs, and time constraints of their personalized, ex vivo manufacturing workflows.
These challenges limit patient access and drive up healthcare expenditures. Senlang's
in vivo approach offers a compelling solution to these bottlenecks, potentially
democratizing CAR-T therapy by making it more accessible and scalable. The CD7
target, while explored here for platform delivery, also indicates the versatility for other
potential applications, including T-cell ymphomas. The development of in vivo gene
editing and cell-generating therapies is a major trend in regenerative medicine, attracting
substantial interest from researchers and biotech companies worldwide, as it promises

to transform the delivery and efficacy of advanced cell therapies.

Strategic Significance and Outlook

Tempest Therapeutics' acquisition of this license option is a strategic move to diversify
its pipeline and enhance its competitive edge in the rapidly evolving cellular therapy
landscape. The ongoing Phase | study is critical for establishing the safety and initial
efficacy of this in vivo CAR-T approach. If successful, this technology could
fundamentally disrupt the current cell therapy manufacturing and delivery model,
dramatically improving patient access globally. Furthermore, the potential for applying
this platform to a broader range of indications beyond multiple myeloma, including other
hematological cancers and solid tumors, holds immense promise. Investors and the
patient community are keenly watching the progress of this next-generation CAR-T
platform, anticipating its potential to offer more effective and accessible treatment

options.

Source: https://allsci.com/news/licensing-and-partnerships/in-vivo-car-t-tempest-expands-strategy-with/
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#11 Vertex Pharmaceuticals Initiates Phase l/ll for Type

1 Diabetes Cell Therapy, Expands Renal Pipeline at
Morgan Stanley Conference

Published September 14, 2026 MarketBeat USA

R

| OVERVIEW

Vertex Pharmaceuticals unveiled its ambitious growth strategy beyond cystic fibrosis
at the Morgan Stanley 24th Global Healthcare Conference, emphasizing its renal
pipeline and a groundbreaking cell therapy program for Type 1 Diabetes (T1D). The
T1D cell therapy program has received IND approval, enabling patient dosing in its
Phase I/1l trial, aiming for a "one-and-done" curative approach. This move signals a

significant diversification into high-impact therapeutic areas.



| IN DEPTH

Key Findings

Vertex Pharmaceuticals announced a significant expansion of its growth strategy beyond
its highly successful cystic fibrosis franchise, with a strong focus on renal disease
therapies and the progression of its innovative cell therapy program for Type 1 Diabetes
(T1D). A key highlight from the Morgan Stanley 24th Global Healthcare Conference was
the confirmation that its T1D cell therapy program has received Investigational New Drug

(IND) approval and is now dosing patients in a Phase I/ll clinical trial.

Technical / Clinical Details

Building on its leadership in cystic fibrosis, Vertex is strategically pivoting towards other
high-impact therapeutic areas. The renal pipeline includes advanced programs like
povetacicept, a novel treatment for IgA nephropathy (IgAN), a chronic kidney disease
that can lead to end-stage renal failure. The T1D cell therapy program, which Vertex
describes as a potential "one-and-done" curative solution, involves differentiating and
transplanting functional islet beta cells derived from stem cells to restore the body's
ability to produce insulin. The IND approval allows for direct administration to patients in
the ongoing Phase I/Il trial, with initial data on safety and efficacy eagerly awaited.
Furthermore, the approval of an IND for a Type O program suggests a broader
applicability to a wider patient base, potentially mitigating immunological rejection risks

and enhancing the therapy's accessibility.

Background & Context

Type 1 Diabetes is an autoimmune disease where the body's insulin-producing beta
cells are destroyed, requiring lifelong exogenous insulin administration. Cell therapy,
specifically involving stem cell-derived islet beta cells, represents a paradigm-shifting
approach with the potential for a functional cure. Vertex's Semma cell therapy program is
at the forefront of this promising field. The IND approval from the FDA underscores the
regulatory body's recognition of the potential benefits and urgency for innovative T1D
treatments. Similarly, in renal disease, conditions like IgA nephropathy have limited
treatment options, and effective disease-modifying therapies are desperately needed to

prevent progression to kidney failure.



Strategic Significance & Outlook

Vertex Pharmaceuticals' aggressive diversification strategy into T1D cell therapy and
renal diseases marks a crucial evolution for the company. The advancement of the T1D
cell therapy program into Phase I/l is a critical step towards clinical validation, with early
data being paramount for demonstrating the safety and efficacy of this potentially
curative therapy. The expansion of the renal pipeline, particularly with compounds like
povetacicept, further strengthens Vertex's position in addressing significant unmet
medical needs beyond CF. These strategic initiatives are integral to Vertex's long-term
vision of becoming a global leader in transformative medicines across a broad spectrum
of serious diseases, promising substantial long-term value for patients and stakeholders

alike.

Source: https://www.marketbeat.com/instant-alerts/event-vertex-pharmaceuticals-eyes-renal-growth-with-
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#12 Ori Biotech Secures $120M, 10-Year Partnership

for Automated Cell Therapy Manufacturing; Vyriad's In
Vivo CAR-T Clears IND

Published September 17, 2026 RegMedNet UK
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| OVERVIEW

Ori Biotech announced a 10-year, $120 million partnership with an undisclosed
biopharma firm to automate cell therapy manufacturing using its IRO platform, aiming
to improve patient access. Concurrently, Vyriad secured IND approval for its in vivo
CAR-T therapy, VV169, for multiple myeloma, initiating a Phase 1 trial. These
advancements highlight a growing industry focus on manufacturing automation and

novel in vivo gene-editing approaches.



| IN DEPTH

Key Findings

Ori Biotech has entered into a significant 10-year, $120 million strategic partnership with
an undisclosed biopharmaceutical company to advance automated manufacturing for
commercial cell therapies. This collaboration is set to drastically improve the scalability

and accessibility of cell therapeutic products.

Technical / Clinical Details

The partnership centers on integrating Ori's IRO platform, a closed, GMP-compliant
automated system for cell therapy manufacturing, into the partner's autologous cell
therapy production infrastructure. The IRO platform is designed to minimize batch-to-
batch variability, enhance throughput, and reduce the cost of goods sold (COGS), which
are critical bottlenecks in the commercialization of cell therapies. Separately, Vyriad has
received U.S. FDA Investigational New Drug (IND) approval for VV169, its in vivo CAR-T
cell therapy targeting multiple myeloma, paving the way for a Phase 1 clinical trial.
Additionally, Cellares and GenomeFrontier Therapeutics have initiated a collaboration to
automate CAR-T manufacturing, further emphasizing the industry's drive towards

efficient, scalable production.

Background & Context

The autologous cell therapy sector has long grappled with the challenges of high
manufacturing costs, complex manual processes, and limited scalability, which
collectively hinder broad patient access. Ori Biotech's substantial partnership, following
its IRO platform receiving FDA's Advanced Manufacturing Technology designation in
June 2025, underscores the imperative for automated solutions. The emergence of in
vivo CAR-T therapies, like Vyriad's VV169, represents a paradigm shift from ex vivo
manufacturing, potentially reducing the logistical and patient burden associated with

current CAR-T treatments and expanding the reach of these life-saving therapies.



Strategic Significance & Outlook

Ori Biotech's long-term partnership signifies a major step towards the industrialization of
cell therapy manufacturing, promising to enhance cost-efficiency, consistency, and
ultimately, patient access on a global scale. Vyriad's entry into clinical development with
an in vivo CAR-T therapy is a critical milestone that will test the feasibility and safety of
delivering gene-editing directly within the body, potentially revolutionizing the treatment
landscape for hematological malignancies. These parallel developments highlight a
robust and accelerating innovation cycle across manufacturing, technological platforms,

and therapeutic modalities within the regenerative medicine field.

Source: https://www.regmednet.com/cell-therapy-weekly-us120-million-10-year-cell-therapy-

manufacturing-partnership/

Collected: September 18, 2026 | Automated Research System (Gemini API)


https://www.regmednet.com/cell-therapy-weekly-us120-million-10-year-cell-therapy-manufacturing-partnership/
https://www.regmednet.com/cell-therapy-weekly-us120-million-10-year-cell-therapy-manufacturing-partnership/

