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January 6, 2012
From: the American Society of Gene & Cell Therapy and all the Society’ s past Presidents
To: NIH Director, Francis S Collins
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“Target 10” group of disease and disorders 2mm B AKER
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FDA: Guidances for Gene Therapy Products

Guidance for Industry: Guidance for Human Somatic Cell Therapy and Gene Therapy Mar 1998
Guidance for Industry: Gene Therapy Clinical Trials — Observing Subjects for Delayed Adverse

Nov 2006
Events
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 | Nov 2006
Trials Using Retroviral Vectors
Guidance for FDA Reviewers and Sponsors: Content and Review of Chemistry, Manufacturing, Apr 2008
and Control (CMC) Information for Human Gene Therapy Investigational New Drug Applications P
Guidance for Industry: Potency Tests for Cellular and Gene Therapy Products Jan 2011
Guidance for Industry: Preclinical Assessment of Investigational Cellular and Gene Therapy

Nov 2013
Products
Guidance for Industry: Determining the Need for and Content of Environmental Assessments Mar 2015
for Gene Therapies, Vectored Vaccines, and Related Recombinant Viral or Microbial Products. :
Guidance for industry : Considerations for the design of early-phase clinical trials of cellular and Jun 2015
gene therapy products
Guidance for Industry: Design and Analysis of Shedding Studies for Virus or Bacteria-Based

: Aug 2015

Gene Therapy and Oncolytic Products
Draft guidance for industry : Recommendations for microbial vectors used for gene therapy Oct 2015




EMA: Guidelines for Gene Therapy Products

Quiality, 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
Questions and Answers on gene therapy Dec 2009
Quality, non-clinical and clinical issues relating specifically to recombinant adeno-
: : Jun 2010
associated viral vectors
Quality, pre-clinical and clinical aspects of medicinal products containing genetically
e May 2012
modified cells
Design modifications of gene therapy medicinal products during development
: Feb 2012
(reflection paper)
Risk-based approach according to Annex |, part IV of Directive 2001/83/EC applied to Mar 2013
Advanced Therapy Medicinal Products
Management of clinical risks deriving from insertional mutagenesis (reflection paper) Aug 2013
Quality, non-clinical and clinical aspects of gene therapy medicinal products (Draft) Mar 2015
Reflection paper on classification of ATMPs Jun 2015
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FDA:Gene Therapy Clinical Trials — Observing Subjects for Delayed Adverse
Events (2006)

EMA:Follow-up of patients administered with gene therapy medicinal products
(2009)
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FDA:Preclinical Assessment of Investigational Cellular and Gene Therapy
Products (2013)

EMA: Non-clinical studies required before first clinical use of gene therapy

medicinal products (2008)
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FDA:Determining the Need for and Content of Environmental Assessments for
Gene Therapies, Vectored Vaccines, and Related Recombinant Viral or Microbial
Products (2015)

EMA:Scientific Requirements for the Environmental Risk Assessment of Gene
Therapy Medicinal Products (2008)
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® HFEEL O A )L REKER (FDA, 006)

® Ein /MR aEED HifnsiER (FDA, 2011)

® LVAYA—D R FEEEIE(EMA, 2005)

® AAVAYZ—MD ME . FEERIR R U ERER(EMA, 2010)

® EFREMIBD RBE. FEEEKR R UVERKR(EMA, 2012)

® ETARABEEDRAREEDDFTEZE HE (reflection paper) (EMA, 2012)
® EinF/aEE M5 EFED R IERIKEGERETE (FDA, 2015)

® IHEAZTEMDN) RYEHE (reflection paper) (EMA, 2013 )

® JAIIARGEI— HERII—RUVIEEBHEMEDAILADHEH AR
(FDA, Jul 2015)

® ETARAERMEMNY2— (FDA 2015, Draft)

HE<DERRBEBRCVODEZTERREANDHAICELTEREHAS( 0 HD



Contact Glossary FAQs Logln

ICH B | E o AR5
rmonisation for better he; (Els EU@*E%‘J%/EL‘ﬂ*W 0 S E M

HE. HeaIth Canada, Swissmedic)

Consideration Documents | worproducts / #

Consideration documents are documents developed by discussion groups i.e., Gene Therapy Discussion Group (GTDG), and ICH & Related Links
Women Discussion Group. These documents reporting specific scientific considerations do not require the formal ICH approval ICH M6 Gene Therapy EWG

procedure (sign-off), but do require discussion and endorsement by the ICH Steering Committee. @
Gene Therapy Discussion Group

. : . o A2 ANE
In September 2002 the ICH Steering Committee established a Gene Therapy Discussion Group (¢ lCHﬂ‘K?lﬁﬁﬁ Fﬁ ? <N ﬁ
evolving area of gene therapy medicinal products. The GTDG developed
therapy which can be found below. In September 2011, after extensive & ® 2001 $5ﬁ ICH SC

resources to support the development of further ICH consideration docur - @ rﬁ{i;;’ﬁﬁm E%&I;’;E‘%ﬁ':ﬁi L—Cb\éﬁﬁﬁ':

discontinued. BVWTIX. BIZEDEOHRORAFERTHELERIX
TAREME D HAHF LW RICEEET HIFERICDLY
ICH Considerations: T.ICHE BRI TOIRHRD L HEEEEAHEHEL

TITHORENHS]

@) General Principles to Address Virus and Vector Shedding, June 2009

W r\

colytic Viruses, September 2009

ICH GT DGIEH L TL\S AV 105
DEFDOLWTIFEZEDGLIZ R

P General Principles to Address the Risk of Inadvertent Germline Integration of Gene Therapy Vectors, October 2
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ICH considerations for Gene Therapy

General Principles to Address the Risk of Inadvertent | Oct 2006
Germline Integration of Gene Therapy Vectors
HIEHREANDELFABERANII—OERLLZVEA IR E IR
BRI D1 DEAMGEZ T 2015 6.03
General Principles to Address Virus and Vector Jun 2009
Shedding EIER
DANRERGZ—DHHICEAT AERNGEEZZT 2015.6.23
Oncolytic Viruses Sep 2009
BEBafEEIMILA FI5ER
2015.6.23

ICH M6EFAREE: VAILARII—DHH BT 5H M5 1>

.- -
FDAMD SheddingT 1 K54 >/(2015)Z sz B




IPRF Gene Therapy Working Group

* ICH GTDGIEPhRMA®D & % T2011.9KY bl

e 2012.10& YRegulators Forum GTDG (IPRF GTDG) &L TiEEl
o ZNFE CTTeleconferencel6l], face-to-face meeting1[@
« LOE-HEORF HF/ASH

* Regulatory Update|EHi &£ H (HA A VX, KM B F)
HEDRBICONVTHEE

IRFEDRE YD

* Biodistribution Testing for Gene Therapy Vectors®RP{ERLZ
RETP=>1FEMICICHIZIRZEL. ICHREEET S

* Long-Term Follow-Up studies| ZBE 9 &5 #R 3 {2
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Environmental-Risk:

FDA: Guidance for Industry: Determining the Need for and Content of Environmental Assessments for Gene Therapies,
Vectored Vaccines, and Related Recombinant Viral or Microbial Products 2015
EMA : Scientific Requirements for the Environmental Risk Assessment of Gene Therapy Medicinal Products 2008

Virus shedding:

FDA: Guidance for Industry. Design and Analysis of Shedding Studies for Virus or Bacteria-Based Gene Therapy and Oncolytic
Products (2015)

EMA: ICH Consideration: General Principles to Address Virus and Vector Shedding
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