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FDA: Guidances for Gene Therapy Products

Guidance for Industry: Mar. 1998
Guidance for Human Somatic Cell Therapy and Gene Therapy

Guidance for Industry: Nov. 2006
Gene Therapy Clinical Trials — Observing Subjects for Delayed Adverse Events

Guidance for Industry: Nov. 2006

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

Guidance for Industry(Dratft) Feb. 2008

Validation of Growth-Based Rapid Microbiological Methods for Sterility Testing of Cellular
and Gene Therapy Products

Guidance for FDA Reviewers and Sponsors: Apr. 2008

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

Guidance for Industry: Jan. 2011
Potency Tests for Cellular and Gene Therapy Products

Guidance for Industry(Dratft): Nov. 2012
Preclinical Assessment of Investigational Cellular and Gene Therapy Products

Guidance for Industry (Draft): Jul. 2013

Considerations for the Design of Early-Phase Clinical Trials of Cellular and Gene Therapy
Productsy




EMA: Guidelines for Gene Therapy Products

Quality, Preclinical and Clinical Aspects of Gene Transfer Medicinal Products Apr 2001

Development and Manufacture of Lentiviral Vectors May 2005
Non-Clinical testing for Inadvertent Germline transmission of Gene Transfer Vectors Dec 2006
Scientific Requirements for the Environmental Risk Assessment of Gene Therapy Medicinal May 2008
Products

Non-clinical studies required before first clinical use of gene therapy medicinal products May 2008
Follow-up of patients administered with gene therapy medicinal products Oct 2009

Revision: Quality, pre-clinical and clinical aspects of gene transfer medicinal products (concept | Dec 2009
paper)

Questions and Answers on gene therapy Dec 2009
Quality, non-clinical and clinical issues relating specifically to recombinat adeno-associated Jun 2010
viral vectors

Design modifications of gene therapy medicinal products during development (reflection paper) | Dec 2011
Risk-based approach according to Annex |, part IV of Directive 2001/83/EC applied to Mar 2013
Advanced Therapy Medicinal Products

Quality, pre-clinical and clinical aspects of medicinal products containing genetically modified May 2012
cells

Design modifications of gene therapy medicinal products during development(reflection paper) | Feb 2012

Management of clinical risks deriving from insertional mutagenesis(reflection paper)

Aug 2013
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® FDA:Gene Therapy Clinical Trials — Observing Subjects for
Delayed Adverse Events (Nov. 2006)

® EMA:Follow-up of patients administered with gene therapy
medicinal products (Oct. 2009)

BiRFaBEDFIH(First in Human) D7zsbMIERRARFHNER

® FDA:Preclinical Assessment of Investigational Cellular and Gene
Therapy Products (Draft, 2012)

® EMA: Non-clinical studies required before first clinical use of gene
therapy medicinal products (May 2008)



ICH considerations for Gene Therapy

General Principles to Address the Risk of Inadvertent
Germline Integration of Gene Therapy Vectors

( £IEHRENDELFEABEANII—DER LAV EAA
HVRVIZR ST D= DERNGEZS)

Oct 2006

General Principles to Address Virus and Vector Shedding

(DAINARERGZ—DHEHIZEAT AERMLGEZA)

Jun 2009

Oncolytic Viruses

(BB REEIAILR)

Sep 2009




