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FDA: Guidance and draft guidance for
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March 1998

Guidance for Industry: Gene Therapy Clinical Trials — Observing
Subjects for Delayed Adverse Events

Center for Biologics
Evaluation and Research
November 2006

Guidance for Industry: Supplemental Guidance on Testing for
Replication Competent Retrovirus in Retroviral Vector Based Gene
Therapy Products and During Follow-up of Patients in Clinical Trials
Using Retroviral Vectors

Center for Biologics
Evaluation and Research
November 2006

Guidance for FDA Reviewers and Sponsors: Content and Review of
Chemistry, Manufacturing, and Control (CMC) Information for Human
Gene Therapy Investigational New Drug Applications (INDs)

Center for Biologics
Evaluation and Research

April 2008

Draft Guidance for Industry: Validation of Growth-Based Rapid
Microbiological Methods for Sterility Testing of Cellular and Gene
Therapy Products
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February 2008

Draft Guidance for Industry: Potency Tests for Cellular and Gene
Therapy Products
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Evaluation and Research

October 2008

http://www.fda.gov/BiologicsBloodVaccines/GuidanceComplianceRegulatoryinformation/Guidances/CellularandGeneTherapy/default.htm
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modified cells (Draft) (draft

Development of a guideline on the risk-based approach according to annex I, part IV of dCHL\t/'P/CPWP/708420/09(

. . . .. ra

directive 2001/83/EC applied to advanced therapy medicinal products (concept paper) )

Questions and answers on gene therapy EiDHMggc)BTWP/212377/08
ec-

Reuvision of the note for guidance on the quality, pre-clinical and clinical aspects of gene dCH][V't)P/GTWP/234523/09(
ra

transfer medicinal products (concept paper)

ICH Considerations General Principles to Address Virus and Vector Shedding

CHMP/ICH/449035/09
(Jul-09)

Quality, non-clinical and clinical issues relating specifically to recombinat adeno- 8“'\"%()3TWP/587488/07
. . un-
associated viral vectors
ICH Considerations - Oncolytic Viruses CHMP/GTWP/607698/08
(Oct-09)
Non-clinical studies required before first clinical use of gene therapy medicinal products g\;"\"%/gTWP/125459/06
ay-
Follow-up of patients administered with gene therapy medicinal products fNHM%gTWP/GO“%/W
ov-
Scientific Requirements for the Environmental Risk Assessment of Gene Therapy E:HM%/STWP/HMQU%
may-

Medicinal Products

Non-Clinical testing for Inadvertent Germline transmission of Gene Transfer Vectors

EMEA/273974/05 (Dec-
06)

Development and Manufacture of Lentiviral Vectors

CHMP/BWP/2458/03
(May-05)

Quiality, Preclinical and Clinical Aspects of Gene Transfer Medicinal Products

CPMP/BWP/3088/99
(Apr-01)
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= New X-SCID protocols

= Product uses gamma-retroviral vector with SIN(self-
inactivating) configuration (enhancer deleted)

Proposed trials in US, UK, and France

= Product uses lentiviral vector with SIN configuration
(enhancer deleted) and insulator elements

= RAC recommendations

The trial exclude infants younger than 3.5 months who
were in good clinical condition and who had a haplo-
identical (i.e., one parent) donor available.

The RAC otherwise agreed with inclusion of patients who
lacked an HLA-identical related donor or for whom a
readily available unrelated donor could not be identified.
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® [CHM6 HArZA2:
Guideline on Gene Therapy Vector and Oncolytic Virus
Shedding and Transmission (Draft 1)

This ICH guideline is under preparation based on Shedding Considerations.

® ICH RfZ:
General Principles to Address in preparation for First-in-

Human Gene Therapy Studies (Draft 1)

The objective of this considerations is to highlight key points for preparing to
conduct a first-in-human gene therapy clinical study.
Additionally, this consideration will be useful to those investigators who have

not previously conducted a gene therapy clinical study.
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