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Reflection on CDDF Workshops 2021
Gene and cell therapies

Jaap Verweij
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Gene and Cell therapies:
Clinical trial challenges

FTIH Master Protocol Definitive Data Master Protocol 's}Ire

[Focused on dose, early safery, MOA) (Boc andior registration) _ _
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Long-Term Follow-Up Study

Amended to include all NY-ESO-1 agents
15-year safety monitoring for CGT
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Gene and cell cancer therapies:
How to improve patient access

Laralidomide

aet b= ol s - sa E ol alere
= lrrere e v

LRI bl g B g T T L R

O I T T ET N FETE T

Lot Sl M - L e g
e 00 ok

Irrawid carmhbination ™z 4
2 TECIe Wz 1mEe U ks birE
i gl iz ezt
=hy ranas a2t el

ELE p

Kt B T T R p BT Sy

Hr-vim—mu
W= o dar e wl=k "
ook b P b e me
IH TR e
Bom o acdmg e wlod oue
| KT =1 §- b g

| LI T

Jrdl gk Ao

| [T .

| KT ma 1 g o el e

I m om el
rowed o E, e A W

Ll [T 1] 1]
L]
i
i
.
]
4
F]
:

Cancer Drug Development Forum

Courtesy: Kate Morgan



Gene and cell cancer therapies:
How to improve patient access
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Gene and Cell therapies:
Future Perspectives

Internal Control Treatment Group  External Comparator
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I Not feasible because: « Patient cohort
derived from real-

world data (RWD)

= Patients match the
inclusion / exclusion
criteria for the trial
@ @ Q ﬂ = Benchmark the

efficacy data from
the treatment group
in a cohort of similar
patients

*  Unethical to
randomize

+ Rare outcomes so
impractical to
randomize

» Patients unwilling to
participate due to
risk of not receiving
drug
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Gene and Cell Therapies:
Key take-home messages

* Complex technology

* Manufacturing time-line challenges

* Active in hematological malignancies, early hints in solid tumors
* Regulatory paths activated

* Several options for improvement:
* Master protocols for clinical trials
e Use of RWD/RWE?
e Use of Al in registries
» HTA/patient access
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Thank you for your attention



