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2. when to begin







FDA Guidance on INDs for Phase 1

To the extent that such studies may be important to address safety
Issues, or to assist in evaluation of toxicology data, they may be

necessary; however, lack of this potential effectiveness information
should not generally be a reason for a Phase 1 IND to be placed
on clinical hold.




FDA Guidance on INDs for GT /CT

A. Preclinical Program Objectives

The preclinical studies that are conducted are an important element of the overall
development pathway for an investigational product. The overall objectives for a
sufficient preclinical program for a CGT product include, as applicable:

. Establishment

2. Identification of biologically active dose levels.

, k #al. Features of study dge ) as the inclusion of
appropriate concurrent controly), randomization, « jethods, may
Meveascthe streno ' Csulting study data, ths ¢ considered.

e.g. 2013




Stem Cell Reports ISSCR

Article

Preclinical Efficacy Failure of Human CNS-Derived Stem Cells for Use in the
Pathway Study of Cervical Spinal Cord Injury

Aileen J. Anderson,.234* Katja M. Piltti,!.* Mitra ]J. Hooshmand,!-* Rebecca A. Nishi, !.*
and Brian J. Cummings '
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3. IS It ‘therapy’ ?
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Arthriris  C CNS i ous Oncology C etabolic Urology Women's A
and pain ) / disease health

Nature Reviews

Source: Kola I, Landis J, NRRD 2004; 3: 711
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4. how to design ?
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5. Informativeness




RELEVANCE

ANALYSIS INTEGRITY

REPORTING
Zarin D et al JAMA 2019
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Stem Cell Reports

Article

Responsible Translation of Stem Cell Research: An Assessment of Clinical
Trial Registration and Publications

Moses Fung,'* Yan Yuan,' Harold Atkins,® Qian Shi,' and Tania Bubela'*

2017












A tailormade drug developed in record time may save
girl from fatal brain disease

By Jocelyn Kaiser 1 Oct. 19, 20

Science 2019
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3. Informativeness
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Safety and Dose Finding Study of ////
In Adults with Hemophilia

Estimated enrollment: 18
Actual enrollment: 6

Recruitment Status @ : Terminated (Sponsor decision; not due to any

safety concerns related to [ -)
First Posted € : December 2, 2015




399 P1 GT TRIALS

31( 8%) TERMINATED

8 (25%) ACCRUAL 13 (42%) FEASIBILITY




Cardiac stem cells in patients with ischaemic
cardiomyopathy (SCIP10): initial results of a randomised
phase 1 trial




