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Welcome to the th�rd b�annual Cell and Gene Therapy Global Regulatory Report from ISCT and C�tel�ne. Th�s report
prov�des a global overv�ew of the cell and gene therapy regulatory landscape, �nclud�ng p�pel�ne, late-stage (Phase
III and pre-reg�strat�on), and approved products. It covers Cell, Genet�cally-Mod�f�ed Cell, and Gene Therap�es.

Over the last few years, the regulatory agenc�es have been updat�ng leg�slat�on and frameworks to keep up w�th
the rap�dly advanc�ng cell and gene therapy space. As a result, ISCT and C�tel�ne have collaborated to h�ghl�ght
some of these changes and offer commentary on the updates and the�r effects. 

In th�s report, we see that year-over-year, non-genet�cally mod�f�ed cell therap�es cont�nue to make up the major�ty
of all approved products (68%). However, the p�pel�ne for genet�cally mod�f�ed cell therap�es cont�nues to be larger
w�th 1,008 therap�es �n development, compared to 902 non-genet�cally mod�f�ed cell therap�es and 938 gene
therap�es. 

Meanwh�le, ISCT cont�nues to track regulatory changes and events and prov�de comments on Key Global
Leg�slat�ve/Framework Changes �nclud�ng US FDA draft gu�dance �n potency assurance for CGT products and EMA
reflect�on paper on the use of Real-World Data �n Non-Intervent�onal Stud�es to Generate Real-World Ev�dence. 

OVERVIEW OF REPORT



ABOUT THE AUTHORS 
The Internat�onal Soc�ety for Cell & Gene Therapy (ISCT)  �s the global leader focused on pre-cl�n�cal and
translat�onal aspects of develop�ng cell and gene-based therapeut�cs, thereby advanc�ng sc�ent�f�c research �nto
�nnovat�ve treatments for pat�ents. ISCT offers a un�que collaborat�ve env�ronment that addresses three key
areas of translat�on: Academ�a, Regulatory, and Commerc�al�zat�on. Through strong relat�onsh�ps w�th global
regulatory agenc�es, academ�c �nst�tut�ons, and �ndustry partners, ISCT dr�ves the advancement of research �nto
a standard of care.

Compr�sed of over 4,000 cell and gene therapy experts across f�ve geograph�c reg�ons and representat�on from
over 60 countr�es, ISCT members are part of a global commun�ty of peers, thought leaders, and organ�zat�ons
�nvested �n cell and gene therapy translat�on. For more �nformat�on about the organ�zat�on, v�s�t ISCT.

A spec�al thanks to the ISCT Global Regulatory Task Force for the�r contr�but�on. The ISCT GRTF works to
address challenges and opportun�t�es �n establ�shed and evolv�ng global regulatory env�ronments

C�tel�ne (formerly Pharma Intell�gence) powers a full su�te of complementary bus�ness �ntell�gence offer�ngs to
meet the evolv�ng needs of l�fe sc�ence profess�onals to accelerate the connect�on of treatments to pat�ents and
pat�ents to treatments. These pat�ent-focused solut�ons and serv�ces del�ver and analyze data used to dr�ve
cl�n�cal, commerc�al, and regulatory related-dec�s�ons and create real-world opportun�t�es for growth. 

Our global teams of analysts, journal�sts and consultants keep the�r f�ngers on the pulse of the pharmaceut�cal,
b�omed�cal and medtech �ndustr�es, cover�ng �t all w�th expert �ns�ghts: key d�seases, cl�n�cal tr�als, drug R&D and
approvals, market forecasts and more. For more �nformat�on on one of the world’s most trusted l�fe sc�ence
partners, v�s�t C�tel�ne.

https://www.isctglobal.org/home
https://www.isctglobal.org/about/isct-committees/grtf
https://www.citeline.com/




REPORT HIGHLIGHTS



Amtagv� (l�f�leucel)
CT-053 (zevorcabtagene autoleucel)
Beqvez (f�danacogene elaparvovec)

THREE NEW APPROVALS HIGHLIGHT IN H1 2024

There �s a 4% �ncrease �n the number of non-genet�cally mod�f�ed cell
therap�es �n the p�pel�ne from H2 2023. 
The non-genet�cally mod�f�ed cell category cont�nues to have the most
therap�es under phase III or �n pre-reg�strat�on phase w�th a total of 46
therap�es �n H1 2024.
The non-genet�cally mod�f�ed cell therap�es cont�nue to make up the
major�ty of all approved products (68%) 

H1 2024 WAS A GROWTH PERIOD
PARTICULARLY FOR NON-GENETICALLY MODIFIED CELL THERAPIES





Global Overv�ew of P�pel�ne Products
Cell, Genet�cally-Mod�f�ed Cell, and Gene Therap�es



938 gene therap�es 
902 non-genet�cally mod�f�ed cell therap�es
1,008 genet�cally-mod�f�ed cell therap�es

As of June 25, 2024, from the global p�pel�nes 
(from precl�n�cal to prereg�strat�on phase) therap�es, 
there are:

GENETICALLY-MODIFIED CELL THERAPIES
35%

GENE THERAPIES
33%

NON-GENETICALLY MODIFIED CELL THERAPIES
32%

GLOBAL PIPELINE OVERVIEW – BY CATEGORY

2,848 PIPELINES 

Source: Pharmaprojects | C�tel�ne, June 2024



GLOBAL PIPELINE OVERVIEW – BY PHASE

Non-genet�cally mod�f�ed cell category has the most therap�es under regulatory rev�ew w�th 46

therap�es �n Phase III or �n pre-reg�strat�on

Gene therapy category has the greatest absolute number of therap�es �n precl�n�cal development

(720 therap�es), as well as the greatest proport�on of precl�n�cal development (77%)

AS OF JUNE 25, 2024, THE MAJORITY OF THERAPIES ARE IN PRECLINICAL DEVELOPMENT

Precl�n�cal Phase I Phase II Pre-Reg�strat�on
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Source: Pharmaprojects | C�tel�ne, June 2024



Global Overv�ew of P�pel�ne Products
Cell, Genet�cally-Mod�f�ed Cell, and Gene Therap�es



16 gene products
68 non-genet�cally mod�f�ed cell products 
16 genet�cally-mod�f�ed cell products

As of June 25, 2024, 100 products
are approved globally:  

68%

16%

GENE THERAPIES
16%

OVERVIEW OF APPROVED PRODUCTS – BY CATEGORY

100 PRODUCTS 

S�nce H2 2023 (July 1 – December 31), there have
been 1 gene products, 2 non-genet�cally mod�f�ed
cell products, and 1 genet�cally mod�f�ed cell
products approved

NON-GENETICALLY MODIFIED 
CELL THERAPİES

GENETICALLY MODIFIED 
CELL THERAPİES

Source: Pharmaprojects | C�tel�ne, June 2024



OVERVIEW OF APPROVED PRODUCTS – BY REGION
As of June 25, 2024, there �s a s�m�lar approval d�str�but�on pattern between North Amer�ca, Europe, and As�a

Gene products – the least approved product category �n all reg�ons except South Amer�ca and Ocean�a (where �t �s t�ed w�th

genet�cally mod�f�ed cell therap�es). There �s currently no approval �n Afr�ca

Non-genet�cally mod�f�ed cell products – the most approved product category �n all reg�ons bes�des South Amer�ca

Genet�cally mod�f�ed cell products – the second most approved product category �n North Amer�ca, Europe, and As�a. There �s an

equal number of approved genet�cally mod�f�ed cell therap�es and gene therap�es �n Ocean�a. There �s currently no approval �n Afr�ca 

*Approvals by reg�ons do not necessar�ly represent the approvals from one or more countr�es �n the reg�ons.
*Ocean�a �ncludes Austral�a and New Zealand. 
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Source: Pharmaprojects | C�tel�ne, June 2024



APPROVED NON-GENETICALLY MODIFIED CELL PRODUCTS
(10-YEAR PERIOD, JANUARY 2014-JUNE 2024)

Source: Pharmaprojects | C�tel�ne, June 2024 *Pharmaprojects �s a l�ve database and the data presented �n the above table reflects the most current �nformat�on extracted from the database



APPROVED NON-GENETICALLY MODIFIED CELL PRODUCTS
(10-YEAR PERIOD, JANUARY 2014-JUNE 2024)

Source: Pharmaprojects | C�tel�ne, June 2024 *Pharmaprojects �s a l�ve database and the data presented �n the above table reflects the most current �nformat�on extracted from the database



APPROVED NON-GENETICALLY MODIFIED CELL PRODUCTS
(10-YEAR PERIOD, JANUARY 2014-JUNE 2024)

Source: Pharmaprojects | C�tel�ne, June 2024 *Pharmaprojects �s a l�ve database and the data presented �n the above table reflects the most current �nformat�on extracted from the database



APPROVED NON-GENETICALLY MODIFIED CELL PRODUCTS
(10-YEAR PERIOD, JANUARY 2014-JUNE 2024)

Source: Pharmaprojects | C�tel�ne, June 2024 *Pharmaprojects �s a l�ve database and the data presented �n the above table reflects the most current �nformat�on extracted from the database



APPROVED GENETICALLY MODIFIED CELL PRODUCTS
(10-YEAR PERIOD, JANUARY 2014-JUNE 2024)

Source: Pharmaprojects | C�tel�ne, June 2024 *Pharmaprojects �s a l�ve database and the data presented �n the above table reflects the most current �nformat�on extracted from the database



APPROVED GENETICALLY MODIFIED CELL PRODUCTS
(10-YEAR PERIOD, JANUARY 2014-JUNE 2024)

Source: Pharmaprojects | C�tel�ne, June 2024 *Pharmaprojects �s a l�ve database and the data presented �n the above table reflects the most current �nformat�on extracted from the database



APPROVED GENE CELL PRODUCTS
(10-YEAR PERIOD, JANUARY 2014-JUNE 2024)

*In July 2024, AnGes announced �t w�ll w�thdraw appl�cat�on for full approval of Collategene �n Japan due to a post-market�ng Phase 3 tr�al fa�l�ng to reproduce results demonstrated �n an earl�er domest�c tr�al.
AnGes w�ll pull the product from the market and resubm�t a new domest�c approval appl�cat�on. (Scr�p, 2Jul2024)

Source: Pharmaprojects | C�tel�ne, June 2024 *Pharmaprojects �s a l�ve database and the data presented �n the above table reflects the most current �nformat�on extracted from the database



APPROVED GENE CELL PRODUCTS
(10-YEAR PERIOD, JANUARY 2014-JUNE 2024)

Source: Pharmaprojects | C�tel�ne, June 2024 *Pharmaprojects �s a l�ve database and the data presented �n the above table reflects the most current �nformat�on extracted from the database



Global Overv�ew of P�pel�ne Products
Cell, Genet�cally-Mod�f�ed Cell, and Gene Therap�es



PHASE 3
93%

PRE-REGISTRATION
7%

3 non-genet�cally mod�f�ed cell therap�es are �n pre-reg�strat�on,

account�ng for 7% of late-stage non-genet�cally mod�f�ed cell therap�es

43 non-genet�cally mod�f�ed cell therap�es are �n Phase III cl�n�cal tr�als,

account�ng for 93% of late-stage non-genet�cally mod�f�ed cell therap�es 

46 non-genet�cally mod�f�ed cell therap�es are under
regulatory rev�ew (pre-reg�strat�on or Phase III cl�n�cal tr�als)

NON-GENETICALLY MODIFIED CELL 
THERAPIES UNDER REGULATORY REVIEW

46 THERAPIES 

Source: Pharmaprojects | C�tel�ne, June 2024

% OF NON-GENETICALLY MODIFIED CELL
THERAPIES IN LATE-STAGE DEVELOPMENT



PRE-REGISTRATION
58%

PHASE 3
42%

5 genet�cally-mod�f�ed cell therap�es are �n pre-reg�strat�on, account�ng for

42% of late-stage genet�cally-mod�f�ed cell therap�es

7 genet�cally-mod�f�ed cell therap�es are �n Phase III cl�n�cal tr�als, account�ng

for 58% of late-stage genet�cally-mod�f�ed cell therap�es  

12 genet�cally-mod�f�ed cell therap�es are under regulatory rev�ew
(pre-reg�strat�on or Phase III cl�n�cal tr�als)

GENETICALLY MODIFIED CELL 
THERAPIES UNDER REGULATORY REVIEW

12 THERAPIES 
% OF GENETICALLY MODIFIED CELL THERAPIES IN

LATE-STAGE DEVELOPMENT

*Rocket announced on 28 June 2024 that FDA �ssued a CRL for Kreslad�, request�ng l�m�ted add�t�onal CMC �nformat�on to complete rev�ew
Source: Pharmaprojects | C�tel�ne, June 2024



0 gene therap�es are �n pre-reg�strat�on

27 gene therap�es are �n Phase III cl�n�cal tr�als, account�ng

for 100% of late-stage gene therap�es 

27 gene therap�es are under regulatory rev�ew 
(pre-reg�strat�on or Phase III cl�n�cal tr�als)

GENE THERAPIES UNDER REGULATORY REVIEW

27 THERAPIES 

Source: Pharmaprojects | C�tel�ne, June 2024



Global Overv�ew of P�pel�ne Products
Cell, Genet�cally-Mod�f�ed Cell, and Gene Therap�es



CASGEVY

Source: B�omedtracker| C�tel�ne, June 2024

F�rst Gene-Ed�t�ng Therapy U.S. FDA Approved for S�ckle Cell Anem�a 



CASGEVY - REGULATORY INSIGHTS

Source: B�omedtracker| C�tel�ne, June 2024

F�rst Gene-Ed�t�ng Therapy U.S. FDA Approved for S�ckle Cell Anem�a 



EBVALLO
F�rst Ever Approval �n Europe for an Allogene�c T-Cell Immunotherapy 

Source: B�omedtracker| C�tel�ne, June 2024



EBVALLO - REGULATORY INSIGHTS

Source: B�omedtracker| C�tel�ne, June 2024

F�rst Ever Approval �n Europe for an Allogene�c T-Cell Immunotherapy 



BREYANZI

Source: B�omedtracker| C�tel�ne, June 2024

BMS Expected to Soon Secure an Add�t�onal Approval (Foll�cular Lymphoma) 



BREYANZI - REGULATORY INSIGHTS

Source: B�omedtracker| C�tel�ne, June 2024

BMS Expected to Soon Secure an Add�t�onal Approval (Foll�cular Lymphoma) 



RP-L102
Potent�al to be F�rst Gene Therapy Approved �n the US For Fancon� Anem�a

Source: B�omedtracker| C�tel�ne, June 2024



RP-L102

Potent�al to be F�rst Gene Therapy Approved �n the US For Fancon� Anem�a

Source: B�omedtracker| C�tel�ne, June 2024





Global Overv�ew of P�pel�ne Products
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START DATE END DATE EVENT DESCRIPTION TYPE OF EVENT NAME OF AGENCY

5 August 2024

6 August 2024

13 August 2024

19 August 2024

21 August 2024

3 September 2024

10 September 2024

11 September 2024

18 September 2024

23 September 2024

8 October 2024

19 November 2024

TBD

TBD

8 August 2024

6 August 2024

16 August 2024

22 August 2024

23 August 2024

6 September 2024

11 September 2024

11 September 2024

18 September 2024

26 September 2024

10 October 2024

20 November 2024

Pharmacov�g�lance R�sk Assessment Comm�ttee (PRAC)

Hybr�d Publ�c Workshop on Art�f�c�al Intell�gence �n Drug &
B�olog�cal Product Development

Comm�ttee for Advanced Therap�es (CAT) Meet�ng 

Comm�ttee for Med�c�nal Products for Human Use (CHMP)

WHO-UMC-HSA Inter-Reg�onal Pharmacov�g�lance Tra�n�ng
Workshop 2024

Paed�atr�c Comm�ttee (PDCO) Meet�ng

USP-MHLW/PMDA Jo�nt Workshop

Cl�n�cal Tr�als Regulat�on (CTR) Collaborate Stakeholder Meet�ng

Cl�n�cal Tr�als Informat�on System (CTIS): Walk-�n cl�n�c 
on trans�t�on�ng tr�als

Cl�n�cal Tr�als Informat�on System (CTIS) sponsor end user
tra�n�ng programme

PMDA-ATC GMP Inspect�on Sem�nar 2024

GMP Forum 2024

Frequently Asked Quest�ons - Cell and Gene Therapy
Products; Draft Gu�dance for Industry

Accelerated Approval of Human Gene Therapy Products
for Rare D�seases; Draft Gu�dance for Industry

TBD

TBD

Meet�ng

Meet�ng

Meet�ng

Meet�ng

Workshop

Workshop

Workshop

Workshop

L�ve Broadcast

Meet�ng

Onl�ne

Sem�nar

Regulatory Consultat�on 

Regulatory Consultat�on 

PRAC-EMA

FDA-CTTI

CAT-EMA

CHMP-EMA

WHO-UMC-HSA

PDCO-EMA

USP-MHLW/PMDA

EMA

EMA

EMA

PMDA

TGA

CBER-FDA

CBER-FDA

https://www.ema.europa.eu/en/events/pharmacovigilance-risk-assessment-committee-prac-5-8-august-2024
https://ctti-clinicaltrials.org/type/news/fda-ctti-convening-hybrid-public-workshop-on-artificial-intelligence-in-drug-biological-product-development/
https://ctti-clinicaltrials.org/type/news/fda-ctti-convening-hybrid-public-workshop-on-artificial-intelligence-in-drug-biological-product-development/
https://www.ema.europa.eu/en/events/committee-advanced-therapies-cat-13-16-august-2024
https://www.ema.europa.eu/en/events/committee-advanced-therapies-cat-13-16-august-2024
https://www.ema.europa.eu/en/events/committee-medicinal-products-human-use-chmp-19-22-august-2024
https://www.duke-nus.edu.sg/core/allevents/detail/index/who-umc-hsa-inter-regional-pharmacovigilance-training-workshop-2024
https://www.duke-nus.edu.sg/core/allevents/detail/index/who-umc-hsa-inter-regional-pharmacovigilance-training-workshop-2024
https://www.ema.europa.eu/en/events/paediatric-committee-pdco-3-6-september-2024
https://www.pmda.go.jp/english/symposia/0301.html
https://www.ema.europa.eu/en/events/upcoming-events?page=1
https://www.ema.europa.eu/en/events/clinical-trials-information-system-ctis-walk-clinic-transitioning-trials-september-2024
https://www.ema.europa.eu/en/events/clinical-trials-information-system-ctis-walk-clinic-transitioning-trials-september-2024
https://www.ema.europa.eu/en/events/clinical-trials-information-system-ctis-walk-clinic-transitioning-trials-september-2024
https://www.ema.europa.eu/en/events/clinical-trials-information-system-ctis-sponsor-end-user-training-programme-september-2024
https://www.ema.europa.eu/en/events/clinical-trials-information-system-ctis-sponsor-end-user-training-programme-september-2024
https://www.pmda.go.jp/english/symposia/0299.html
https://www.tga.gov.au/resources/event/workshops/gmp-forum-2024
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CONCLUDED REGULATORY EVENTS

Ta�wan FDA �ssued the draft
gu�dance on research and
development strateg�es for 
CAR-T cell products to re�nforce
the rev�ew process of 
new drug appl�cat�ons.

CMS
Web�nar on Cell and Gene 

Therapy Access Model
[6 February 2024]

JOINT US FDA-HEALTH 
CANADA

ICH Publ�c Meet�ng
[22 February 2024]

COUNCIL OF EU 
SoHO Rules Adopt�on

[27 May 2024]

Th�s web�nar a�ms to prov�de
overv�ew of the CGT Access Model. 

The sl�des and web�nar record�ng
are ava�lable on CMS webs�te.

A reg�onal publ�c meet�ng to 
prov�de �nformat�on to
stakeholders and sol�c�t �nput 
pr�or to the next ICH B�annual
Assembly meet�ng.

The meet�ng agenda and summary
of the meet�ng �s ava�lable on the
FDA webs�te. 

The Counc�l has adopted new
rules a�med at �mprov�ng the
safety and qual�ty of blood,
t�ssues and cells used �n
healthcare and fac�l�tat�ng cross-
border c�rculat�on of these
substances �n the EU.

Next steps: the regulat�on w�ll now
be s�gned by both the Counc�l and
the European Parl�ament. It w�ll
then enter �nto force follow�ng
publ�cat�on �n the EU’s Off�c�al
Journal. 

Cl�ck here to learn more.

TAIWAN FDA
Draft Gu�dance for CAR-T

[4 October 2023]

https://www.cms.gov/cgt-overview-webinar
https://www.fda.gov/drugs/news-events-human-drugs/joint-us-fda-health-canada-ich-public-meeting-02222024
https://www.consilium.europa.eu/en/press/press-releases/2024/05/27/council-adopts-new-rules-on-substances-of-human-origin/


CONCLUDED REGULATORY EVENTS

The ISCT 2024 Global Regulators
Summ�t on Rare D�seases:
Overcom�ng Regulatory Challenges
and Opt�m�z�ng Global Synerg�es
was held �n Vancouver, Canada.

Br�ng�ng together representat�ves
from 19 regulatory agenc�es, the
summ�t addressed the global
regulatory challenges �n the
development, manufacture, and
access of products to treat rare
d�seases.

TGA
Web�nar: GCP �nspect�on program

for cl�n�cal tr�als of med�c�nes,
b�olog�cals and dev�ces 

[30 May 2024]

FDA
START P�lot Program

[31 May 2024]

JOINT HMA/EMA
B�g Data Steer�ng Group

workshop on RWE methods
[14 June 2024]

Th�s web�nar prov�ded an overv�ew
of the updates that �nclude cl�n�cal
tr�als of med�cal dev�ces �nto the
GCP �nspect�on program and
�ns�ghts �n what to expect and how
to prepare for an �nspect�on.

The sl�des and record�ng are
ava�lable on TGA webs�te.

FDA CBER and CDER �n�t�ated 
the program �n September 2023 
to help further accelerate the
development of novel drug and
b�olog�cal products for rare
d�seases.

On May 29, 2024, FDA not�f�ed
selected part�c�pants of the�r
acceptance �nto the Program. 
Cl�ck here to learn about the latest
update on the program.

One-day workshop that brought
together representat�ves of
regulatory agenc�es,
pharmaceut�cal compan�es,
pat�ents, healthcare profess�onals,
academ�a, and health technology
assessment bod�es.

The event summary and full
program agenda are ava�lable on
the event webpage.

ISCT 2024 GLOBAL
REGULATORS SUMMIT

Rare D�sease  
[28 May 2024] 

https://www.tga.gov.au/presentations/webinar-good-clinical-practice-gcp-inspection-program-clinical-trials-medicines-biologicals-and-devices-30-may-2024
https://www.fda.gov/science-research/clinical-trials-and-human-subject-protection/support-clinical-trials-advancing-rare-disease-therapeutics-start-pilot-program
https://www.ema.europa.eu/en/events/joint-hma-ema-big-data-steering-group-workshop-real-world-evidence-rwe-methods
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ISCT CONTRIBUTIONS ON GLOBAL REGULATORY GUIDANCE
REVIEWS AND CONSULTATIONS

From potency assurance to cl�n�cal research term�nolog�es, ISCT leverages �ts
regulatory expert�se to prov�de gu�dance and expert op�n�on to agenc�es.

In Q1 2024, w�th over 12 regulatory consultat�ons open for publ�c comments,
ISCT has contr�buted/commented to 5 key regulatory consultat�ons. 

US FDA - Draft Gu�dance: Advanced Manufactur�ng 
Technolog�es Des�gnat�on Program

US FDA - Draft Gu�dance: Collect�on of Race and Ethn�c�ty 
Data �n Cl�n�cal Tr�als and Cl�n�cal Stud�es for Fda-Regulated 
Med�cal Products

US FDA - Draft Gu�dance: Use Of Data
Mon�tor�ng Comm�ttees �n Cl�n�cal Tr�als

US FDA - Draft Gu�dance: Early Alzhe�mer’s
D�sease: Develop�ng Drugs For Treatment

EMA - Draft Sc�ent�f�c Gu�del�ne: Qual�ty, Non-cl�n�cal
And Cl�n�cal Requ�rements for Invest�gat�onal Advanced
Therapy Med�c�nal Products �n Cl�n�cal Tr�als

ICH - Harmon�sed Gu�del�ne: Post-approval Safety Data: 
Def�n�t�ons and Standards for Management and Report�ng 
of Ind�v�dual Case Safety Reports

EMA - Reflect�on Paper: Use Of Real-World Data �n 
Non-�ntervent�onal Stud�es to Generate Real-World Ev�dence

REVIEWED BUT NOT COMMENTED

US FDA -Draft Gu�dance: Potency Assurance For Cellular 
[Comments were subm�tted on 27 March 2024]

US FDA - Draft Gu�dance: Rwe: Cons�derat�ons Regard�ng
Non-�ntervent�onal Stud�es For Drug And B�olog�cal Products
[Comments were subm�tted on 26 June 2024]

FDA-NIH - Draft Glossary: Resource On Term�nology 
For Cl�n�cal Research
[Comments were subm�tted on 20 June 2024]

US FDA - Draft Gu�dance: Safety Test�ng Of Human Allogene�c
Cells Expanded For Use In Cell-based Med�cal Products
[Comments were subm�tted on July 29]

US FDA - Platform Technology Des�gnat�on Program 
For Drug Development
[Comments were subm�tted on July 29] 

COMMENTED

https://www.regulations.gov/comment/FDA-2023-D-4299-0035
https://higherlogicdownload.s3.amazonaws.com/ISCT/09ae5313-7da9-4214-9f20-bb56f676e42f/UploadedImages/ISCT_Comments_-_Real_world_evidence.pdf
https://higherlogicdownload.s3.amazonaws.com/ISCT/09ae5313-7da9-4214-9f20-bb56f676e42f/UploadedImages/ISCT_Comments_-_Terminology_for_Clinical_Research.pdf
https://www.regulations.gov/comment/FDA-2024-D-1243-0023
https://www.regulations.gov/comment/FDA-2024-D-1829-0014
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SCOPE
The scope of th�s gu�dance document �s l�m�ted to assur�ng the potency of CGT
products that are regulated as b�olog�cal products under sect�on 351 of the 
Publ�c Health Serv�ce Act (PHS Act) (42 U.S.C. 262).

PURPOSE
When f�nal�zed, th�s gu�dance w�ll descr�be FDA’s recommendat�ons for potency
assays for CGT products and for a comprehens�ve approach to potency assurance
that �s grounded �n qual�ty r�sk management

[US FDA] DRAFT GUIDANCE: POTENCY ASSURANCE FOR CELLULAR
AND GENE THERAPY PRODUCTS

PUBLIC CONSULTATION PERIOD: 27 DECEMBER 2023 - 27 MARCH 2024

Source: US FDA. Draft Gu�dance for Industry. Potency Assurance for Cellular and Gene Therapy Products. Accessed through
https://www.regulat�ons.gov/docket/FDA-2023-D-4299 on 17 June 2024.



SCOPE
The gu�del�ne prov�des gu�dance on the structure and data requ�rements 
for a cl�n�cal tr�al appl�cat�on for �nvest�gat�onal ATMPs

PURPOSE
The gu�del�ne �s mult�d�sc�pl�nary and addresses development, manufactur�ng, 
and qual�ty control as well as non-cl�n�cal and cl�n�cal development of ATMPs.

[EMA] DRAFT SCIENTIFIC GUIDELINE: QUALITY, NON-CLINICAL, AND CLINICAL
REQUIREMENTS FOR INVESTIGATIONAL ADVANCED THERAPY MEDICINAL
PRODUCTS IN CLINICAL TRIALS

PUBLIC CONSULTATION PERIOD: 25 MARCH 2024 - 31 MARCH 2024

Source: EMA. Sc�ent�f�c Gu�del�ne. Gu�del�ne on qual�ty, non-cl�n�cal and cl�n�cal requ�rements for �nvest�gat�onal advanced therapy med�c�nal products �n cl�n�cal tr�als.
Accessed through https://www.ema.europa.eu/en/gu�del�ne-qual�ty-non-cl�n�cal-cl�n�cal-requ�rements-�nvest�gat�onal-advanced-therapy-med�c�nal-products-cl�n�cal-
tr�als-sc�ent�f�c-gu�del�ne on 17 June 2024.



SCOPE

The “mater�als” covered by th�s gu�dance �nclude (1) the reagents, feeder cells 
and exc�p�ents (and other �nact�ve �ngred�ents �n the DP) that are �n d�rect contact
w�th the start�ng mater�al, �ntermed�ates, and f�nal products, (2) any mater�als
used to manufacture reagents, feeder cells, and exc�p�ents, and (3) mater�als
�ncorporated �n TEMPs.

PURPOSE
Th�s gu�dance, once f�nal�zed, w�ll become a gu�de to assure the safety, qual�ty,
and �dent�ty of mater�als of human and an�mal or�g�n used �n the manufacture
of CGT and TEMP products. 

[US FDA] DRAFT GUIDANCE FOR INDUSTRY: CONSIDERATIONS FOR THE USE OF
HUMAN AND ANIMAL-DERIVED MATERIALS IN THE MANUFACTURE OF
CELLULAR AND GENE THERAPY AND TISSUE-ENGINEERED MEDICAL PRODUCTS

PUBLIC CONSULTATION PERIOD: 29 APRIL 2024 - 29 JULY 2024

Source: US FDA. Draft Gu�dance for Industry. Cons�derat�ons for the Use of Human-and An�mal-Der�ved Mater�als and Components �n the Manufacture of Cell and Gene
Therapy and T�ssue-Eng�neered Med�cal Products. Accessed through https://www.regulat�ons.gov/docket/FDA-2024-D-1244 on 10 July 2024. 



SCOPE
The gu�del�ne w�ll focus on non-�ntervent�onal pharmacoep�dem�olog�cal stud�es
us�ng Real-World Data (RWD) and w�ll �nclude bas�c pr�nc�ples that may apply to
these stud�es when real-world data elements are �ncluded.

PURPOSE

The purpose of th�s document �s to recommend �nternat�onal standards for,
and promote harmon�zat�on of, the general pr�nc�ples on plann�ng, des�gn�ng,
and analyz�ng observat�onal (non-�ntervent�onal) pharmacoep�dem�olog�cal
stud�es that ut�l�ze f�t-for-purpose data for safety assessment of med�c�nes
(drugs, vacc�nes, and other b�olog�cal products). 

[ICH] HARMONISED GUIDELINE: GENERAL PRINCIPLES ON PLAN, DESIGN AND
ANALYSIS OF PHARMACOEPIDEMIOLOGICAL STUDIES THAT UTILIZE REAL-
WORLD DATA FOR SAFETY ASSESSMENT OF MEDICINES

PUBLIC CONSULTATION PERIOD: 21 MAY 2024 - 30 SEPTEMBER 2024

Source: ICH. Harmon�sed Gu�del�ne. General Pr�nc�ples on Plan, Des�gn and Analys�s of Pharmacoep�dem�olog�cal Stud�es That Ut�l�ze Real-World Data for Safety
Assessment of Med�c�nes. Accessed through https://www.�ch.org/page/publ�c-consultat�ons on 17 June 2024.



SCOPE
Th�s gu�dance appl�es to allogene�c cell-based products that are regulated by the
Off�ce of Therapeut�c Products of the Center for B�olog�cs Evaluat�on and Research
(CBER) under sect�on 351 of the Publ�c Health Serv�ce Act (42 U.S.C. 262).

PURPOSE

The purpose of th�s document �s to prov�de gu�dance on safety test�ng to ass�st
manufacturers �n address�ng the requ�rements of 21 CFR 610.18(c)(1), 21 CFR
312.23(a)(7), and other relevant regulat�ons, as appl�cable, w�th respect to human
allogene�c cells expanded for use �n cell-based med�cal products. 

[US FDA] DRAFT GUIDANCE: SAFETY TESTING OF HUMAN ALLOGENEIC CELLS
EXPANDED FOR USE IN CELL-BASED MEDICAL PRODUCTS

PUBLIC CONSULTATION PERIOD: 29 APRIL 2024 - 29 JULY 2024

Source: US FDA. Draft Gu�dance for Industry. Safety Test�ng of Human Allogene�c Cells Expanded for Use �n Cell-Based Med�cal Products. Accessed through
https://www.regulat�ons.gov/docket/FDA-2024-D-1243 on 17 June 2024.



SCOPE
The scope of th�s reflect�on paper �s the des�gn, conduct and analys�s of 
NIS us�ng RWD to generate RWE for regulatory purposes. 

PURPOSE

Th�s reflect�on paper d�scusses methodolog�cal aspects of non-�ntervent�onal stud�es
(NIS) us�ng real-world data (RWD) �n order to generate real-world ev�dence (RWE) for
regulatory purpose. Th�s reflect�on paper �s therefore relevant to all stakeholders
�nvolved �n the plann�ng, conduct and analys�s of NIS us�ng RWD to generate RWE for
regulatory purposes, �nclud�ng Market�ng Author�sat�on Holders (MAHs) and
Appl�cants, regulatory author�t�es, HTA bod�es, payers, academ�a, RWD holders and
healthcare profess�onals’ and pat�ents’ assoc�at�ons.

[EMA] REFLECTION PAPER: USE OF REAL-WORLD DATA IN NON-
INTERVENTIONAL STUDIES TO GENERATE REAL-WORLD EVIDENCE

PUBLIC CONSULTATION PERIOD: 3 MAY 2024 - 31 AUGUST 2024

Source: EMA. Reflect�on paper on use of real-world data �n non-�ntervent�onal stud�es to generate real-world ev�dence. Accessed through
https://www.ema.europa.eu/en/documents/sc�ent�f�c-gu�del�ne/reflect�on-paper-use-real-world-data-non-�ntervent�onal-stud�es-generate-real-world-ev�dence_en.pdf on 3 July 2024.



SCOPE
Th�s gu�dance prov�des deta�ls about the �mplementat�on of the platform technology
des�gnat�on program establ�shed by sect�on 506K of the Federal Food, Drug, and
Cosmet�c Act (FD&C Act).

[US FDA] DRAFT GUIDANCE FOR INDUSTRY: PLATFORM TECHNOLOGY
DESIGNATION PROGRAM FOR DRUG DEVELOPMENT

PUBLIC CONSULTATION PERIOD: 28 MAY 2024 - 29 JULY 2024

PURPOSE
Th�s program �s �ntended to result �n eff�c�enc�es �n drug development, manufactur�ng,
and rev�ew processes for drug product appl�cat�ons that �ncorporate des�gnated
platform technolog�es. 

Source: US FDA. Draft Gu�dance for Industry: Platform Technology Des�gnat�on Program. Accessed through https://www.regulat�ons.gov/docket/FDA-2024-D-1829
on 3 July 2024.



SCOPE Th�s gu�dance concentrates on potency assays for T cell and NK cell CGT products 

[BRITISH PHARMACOPOEIA] ATMP GUIDANCE ON T CELL AND 
NK CELL CHARACTERISATION ASSAYS

PUBLISHED DATE: 8 APRIL

PURPOSE
Th�s gu�dance �s �ntended to be helpful for several reasons �nclud�ng standard�sed
approaches to T cell and NK cell character�zat�on and prov�de a framework of
cons�derat�ons for val�dat�on of T cell and NK cell assays. 

Source: Br�t�sh Pharmacopoe�a. Gu�dance. T cell and NK cell character�zat�on assays. Accessed through https://www.pharmacopoe�a.com/content/html/246 on
17 June 2024. 
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BEQVEZ/DURVEQTIX
 Gene Therapy for Adults w�th Hemoph�l�a B

HEALTH CANADA-Approval [27 Dec 2023]; US FDA-BLA Approval [25 Apr 2024]; EMA-
Cond�t�onal MA [30 May 2024] 

CASGEVY 

The f�rst gene therapy to cure S�ckle Cell D�sease (SCD) and Transfus�on-Dependent b-Thalassem�a (TDT)
ut�l�zes the genome ed�t�ng technology (CRISPR/Cas9) 

MHRA-Approval [15 Nov 2023]; NHRA-Approval [5 Dec 2023]; US FDA- BLA Approval, SCD Ind�cat�on
[8 Dec 2023]; EMA-Market�ng Author�zat�on, SCD & TDT Ind�cat�on [15 Dec 2023]; US FDA-BLA
Approval, TDT Ind�cat�on [16 Jan 2024]

AMTAGVI
F�rst Cellular Therapy to treat Pat�ents w�th Unresectable or Metastat�c Melanoma

US FDA-BLA Approval [16 Feb 2024]

LIBMELDY/LENMELDY
F�rst Gene Therapy for Ch�ldren w�th Metachromat�c Leukodystrophy (MLD)

EMA-Market�ng Author�zat�on [17 Dec 2020]; SWISSMEDIC-Market�ng Author�zat�on [7 Dec 2023]; US FDA-
BLA Approval [18 Mar 2024]

ZEVORCABTAGENE
AUTOLEUCEL

CAR-T Therapy for Relapsed or Refractory Mult�ple Myeloma
NMPA-Approval [1 Mar 2024]

LATEST APPROVALS* (H1 2024)

*Th�s �ncludes the �n�t�al/f�rst, secondary, and mod�f�cat�ons/updates to ex�st�ng approvals
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REGULATORY WATCHDOG

An �n�t�at�ve under the ISCT Legal and Regulatory
Affa�rs Comm�ttee prov�d�ng relevant regulatory
news updates to our members. 

Featured b�-monthly �n the Telegraft, a hub to
prov�de updates from our global commun�ty,
Regulatory Watchdog prov�des regulatory updates
from the follow�ng reg�ons: 

AUSTRALIA & NEW ZEALAND

SOUTH & CENTRAL AMERİCA

EUROPE

NORTH AMERİCA

https://www.isctglobal.org/telegrafthub/home
https://www.isctglobal.org/telegrafthub/news-hub/regulatory-watchdog




DISCLAIMER

Although the �nformat�on prov�ded �n th�s report has been produced from sources bel�eved to be rel�able, no warranty,
express or �mpl�ed, �s made by the publ�shers regard�ng the accuracy, adequacy, completeness, legal�ty, rel�ab�l�ty or
usefulness for any part�cular purpose. 

The publ�shers prov�de th�s �nformat�on on an “as �s” bas�s and d�scla�m any and all warrant�es, express and �mpl�ed,
�nclud�ng, but not l�m�ted to, any warrant�es of accuracy, rel�ab�l�ty, t�tle, merchantab�l�ty, f�tness for a part�cular purpose,
freedom from contam�nat�on by computer v�ruses (�f prov�ded d�g�tally) and non-�nfr�ngement of propr�etary r�ghts. 

In no c�rcumstances w�ll the publ�shers be l�able for any trad�ng, �nvestment, commerc�al or other dec�s�ons based on or
made �n rel�ance on the report. Changes may per�od�cally be made to the �nformat�on �ncluded �n the report and these
changes may or may not be �ncorporated �n any new vers�on of the report. Data can also qu�ckly become out of date. 

In no event shall the publ�shers be l�able for any spec�al, �nd�rect, or consequent�al damages or any damages whatsoever,
whether d�rect, �nd�rect, consequent�al, �nc�dental, or spec�al, or any cla�m for attorney’s fees ar�s�ng out of or �n
connect�on w�th the �nformat�on prov�ded �n the report.





METHODOLOGY: SOURCES AND SCOPE OF THERAPIES

Sources for all data come from C�tel�ne (formerly Pharma Intell�gence)

P�pel�ne and Tr�al Data
Data der�ved from Pharmaprojects and Tr�altrove
Therapeut�c classes �ncluded �n report categor�zat�ons: 
Gene therap�es: 
Genet�cally-mod�f�ed cell therap�es:
Non-genet�cally mod�f�ed cell therap�es:

Event Data
Data der�ved from B�omedtracker 



GLOSSARY OF KEY TERMS

THERAPY TYPE DEFINITIONS

Gene therapy �s the use of genet�c mater�al to treat or prevent d�sease. For the purpose of th�s report, the follow�ng
terms shall mean the follow�ng: 

Gene Therapy

Drugs conta�n�ng an act�ve �ngred�ent synthes�sed follow�ng vector-med�ated
�ntroduct�on of a genet�c sequence �nto target cells �n or ex-v�vo. Used to replace
defect�ve or m�ss�ng genes (as �n cyst�c f�bros�s) as well as to �ntroduce broadly
act�ng genet�c sequences for the treatment of mult�factor�al d�seases (e.g. cancer).
D�rect adm�n�strat�on of ol�gonucleot�des w�thout us�ng vectors �s covered
separately �n the Ant�sense Therapy class, RNA Interference class or
Ol�gonucleot�de, Non-Ant�sense, Non-RNA� class. Platform technolog�es for gene
del�very are covered separately �n the Gene Del�very Vector class.

*The key terms and def�n�t�ons used �n th�s report are referr�ng to the method the data �s pulled, organ�zed, and presented. 



GLOSSARY OF KEY TERMS

GENETICALLY-MODIFIED CELL THERAPY INCLUDES THE FOLLOWING:

Cellular Therapy, 
Ch�mer�c Ant�gen Receptor

Cellular therapy cons�st�ng of cells that have been mod�f�ed to express a ch�maer�c
ant�gen receptor (CAR). Th�s CAR receptor that g�ves CAR cells the cells the ab�l�ty
to b�nd to a spec�f�c prote�n on target cells. 

Cellular Therapy, Other
Cellular therap�es that do not fall under "Cellular therapy, stem cell", "Cellular
therapy, CAR", "Cellular therapy, TIL", or "Cellular therapy, TCR" categor�es or the
spec�f�c cellular therapy �s unspec�f�ed.

Cellular Therapy, Stem Cell
Regenerat�ve therapy wh�ch promotes the repa�r response of �njured t�ssue us�ng
stem cells (cells from wh�ch all other spec�al�sed cells would or�g�nate).

Cellular Therapy, T Cell Receptor

Cellular therap�es whereby natural T-cells collected for the pat�ent, are eng�neered
to express art�f�c�al receptors (usually through v�ral transfect�ons) that would target
spec�f�c �ntracellular ant�gens (as pept�des bound to prote�ns encoded by the major
h�stocompat�b�l�ty complex, MHC).

*The key terms and def�n�t�ons used �n th�s report are referr�ng to the method the data �s pulled, organ�zed, and presented. 



GLOSSARY OF KEY TERMS

GENETICALLY-MODIFIED CELL THERAPY INCLUDES THE FOLLOWING:

Cellular Therapy, Tumour
Inf�ltrat�ng Lymphocyte

Adopt�ve cellular transfer of tumour res�dent T cells from tumour mater�al, the�r
expans�on ex v�vo and transfer back �nto the same pat�ent after a
lymphodeplet�ng preparat�ve reg�men.

Gene Therapy

Drugs conta�n�ng an act�ve �ngred�ent synthes�sed follow�ng vector-med�ated
�ntroduct�on of a genet�c sequence �nto target cells �n or ex-v�vo. Used to replace
defect�ve or m�ss�ng genes (as �n cyst�c f�bros�s) as well as to �ntroduce broadly
act�ng genet�c sequences for the treatment of mult�factor�al d�seases (e.g. cancer).
D�rect adm�n�strat�on of ol�gonucleot�des w�thout us�ng vectors �s covered
separately �n the Ant�sense Therapy class, RNA Interference class or
Ol�gonucleot�de, Non-Ant�sense, Non-RNA� class. Platform technolog�es for gene
del�very are covered separately �n the Gene Del�very Vector class.

*The key terms and def�n�t�ons used �n th�s report are referr�ng to the method the data �s pulled, organ�zed, and presented. 



GLOSSARY OF KEY TERMS

NON-GENETICALLY-MODIFIED CELL THERAPY INCLUDES THE FOLLOWING:

Cellular Therapy, Other

Cellular therap�es that do not fall under "Cellular therapy, stem cell", "Cellular therapy, CAR",
"Cellular therapy, TIL", or "Cellular therapy, TCR" categor�es or the spec�f�c cellular therapy �s
unspec�f�ed.

Cellular Therapy, Stem Cell
Regenerat�ve therapy wh�ch promotes the repa�r response of �njured t�ssue us�ng stem cells
(cells from wh�ch all other spec�al�sed cells would or�g�nate).

Cellular Therapy, T Cell Receptor

Cellular therap�es whereby natural T-cells collected for the pat�ent, are eng�neered to express
art�f�c�al receptors (usually through v�ral transfect�ons) that would target spec�f�c �ntracellular
ant�gens (as pept�des bound to prote�ns encoded by the major h�stocompat�b�l�ty complex,
MHC).

Adopt�ve cellular transfer of tumour res�dent T cells from tumour mater�al, the�r expans�on ex v�vo
and transfer back �nto the same pat�ent after a lymphodeplet�ng preparat�ve reg�men.Cellular Therapy, 

Tumour Inf�ltrat�ng Lymphocyte

Cellular Therapy, 
Ch�mer�c Ant�gen Receptor

Cellular therapy cons�st�ng of cells that have been mod�f�ed to express a ch�maer�c ant�gen
receptor (CAR). Th�s CAR receptor that g�ves CAR cells the cells the ab�l�ty to b�nd to a spec�f�c
prote�n on target cells. 

*The key terms and def�n�t�ons used �n th�s report are referr�ng to the method the data �s pulled, organ�zed, and presented. 



GLOSSARY OF KEY TERMS

GENETICALLY-MODIFIED CELL THERAPY INCLUDES THE FOLLOWING:

Cellular Therapy, Other
Cellular therap�es that do not fall under "Cellular therapy, stem cell", "Cellular
therapy, CAR", "Cellular therapy, TIL", or "Cellular therapy, TCR" categor�es or the
spec�f�c cellular therapy �s unspec�f�ed.

Cellular Therapy, Stem Cell
Regenerat�ve therapy wh�ch promotes the repa�r response of �njured t�ssue us�ng
stem cells (cells from wh�ch all other spec�al�sed cells would or�g�nate).

Cellular Therapy, T Cell Receptor

Cellular therap�es whereby natural T-cells collected for the pat�ent, are eng�neered
to express art�f�c�al receptors (usually through v�ral transfect�ons) that would target
spec�f�c �ntracellular ant�gens (as pept�des bound to prote�ns encoded by the major
h�stocompat�b�l�ty complex, MHC).

Adopt�ve cellular transfer of tumour res�dent T cells from tumour mater�al, the�r
expans�on ex v�vo and transfer back �nto the same pat�ent after a lymphodeplet�ng
preparat�ve reg�men.

Cellular Therapy, 
Tumour Inf�ltrat�ng Lymphocyte



P�pel�ne Drugs that are �n act�ve development

Precl�n�cal Not yet tested �n humans

Phase I Early tr�als, usually �n volunteers, safety, PK, PD

Phase II F�rst eff�cacy tr�als �n small numbers of pat�ents

Phase III Large-scale tr�als for reg�strat�onal data

Pre-reg�strat�on F�l�ng for approval made to regulatory author�t�es

Approved Approval from relevant regulatory author�t�es for human use

GLOSSARY OF KEY TERMS

DEVELOPMENT STATUS DEFINITIONS

UNSPECIFIED INDICATIONS

Cancer, unspec�f�ed Ind�cat�ons for wh�ch the spec�f�c tumor type �s not spec�f�ed

Cancer, sol�d, unspec�f�ed Ind�cat�ons for wh�ch the spec�f�c sol�d tumor �s not spec�f�ed

Cancer, hematolog�cal, unspec�f�ed Ind�cat�ons for wh�ch the spec�f�c hematolog�cal cancer �s not spec�f�ed
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