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Tabnuya 5. [lpumepsl HOpMAMUBHbLIX O0KYMEHMO8, pe2ynupyrwux pazpabomky npenapamog Ha 0CHO8e MeXHON02UU PedaKmupoBaHUs 2eHOMA COMAMUYECKUX K1emoK

Table 5. Examples of regulatory documents applicable to the development of medicinal products based on somatic cell genome-editing technologies

PervoH
Region

CLIA
USA

CrpaHbl EBponelickoro coto3a
EU countries

MexayHapoAHbIi COBET N0 rapMOHMU3aLLUMN TEXHMYe-
CKMX TpebOoBaHMIi K NeKapCTBEHHbIM CPeACTBAM A8
MeAULUHCKOrO NPUMEHEHUS

International Council for Harmonisation of Technical
Requirements for Pharmaceuticals for Human Use, ICH

KaHana
Canada

ABcTpanus
Australia

Kutan
China

AnoHus
Japan

lOxHas Kopes
South Korea
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Pecny6nuka benapycb
Republic of Belarus

Poccuiickas ®epepaums
Russian Federation

HopmatuBHbIE AOKYMEHTbI
Regulatory documents

®apmakoneitHas koHBeHuus CLUA
The United States Pharmacopeial Convention:

®apmakones CLLIA — HauuoHanbHbi popmynsp; 2022 roa, usganue 1
USP-NF 2022, Issue 1:

» <1047> Gene therapy products
» <1043> Ancillary materials for cell, gene, and tissue-engineered products

YnpaBneHue no KOHTPOJI 3a KAYeCTBOM MPOAYKTOB NMUTAHWUSA U NeKapCTBEHHbIX CPEACTB
United States Food and Drug Administration (FDA):

Human gene therapy for hemophilia. Guidance for industry (FDA 2018-D-2238)
Preclinical assessment of investigational cellular and gene therapy products. Guidance for industry (FDA-2012-D-1038)
Considerations for the design of early-phase clinical trials of cellular and gene therapy products. Guidance for industry.
(FDA-2013-D-0576)
Human gene therapy for rare diseases. Guidance for industry (FDA-2018-D-2258)
Potency tests for cellular and gene therapy products. Final guidance for industry (FDA-2008-D-0520)
Chemistry, manufacturing, and control (CMC) information for human gene therapy Investigational New Drug Applications (INDs).
Guidance for industry (2008-D-0205)
Long-term follow-up after administration of human gene therapy products. Guidance for industry (FDA-2018-D-2173)
Human gene therapy products incorporating human genome editing. Draft guidance for industry (FDA-2021-D-0398)

EBponeiickas dapmakones, usganue 10
European Pharmacopoeia (Ph. Eur,) 10th Ed.:
Recombinant DNA technology, Products of (0784)
Nucleic acid amplification technique (20621)
Raw materials of biological origin for the production of cell-based and gene therapy medicinal products (50212)
Gene transfer medicinal products for human use (51400)

EBponeiickoe areHTCTBO MO IEKAPCTBEHHbIM CPEACTBAM
European Medicines Agency (EMA):

Guideline on quality, non-clinical and clinical aspects of medicinal products containing genetically modified cells (EMA/CAT/
GTWP/671639/2008 Rev. 1 — Corr)
¢ Guideline on quality, non-clinical and clinical requirements for investigational advanced therapy medicinal products in clinical trials
(draft) (EMA/CAT/852602/2018)
Guideline on the quality, non-clinical and clinical aspects of gene therapy medicinal products (EMA/CAT/80183/2014)
Guideline on safety and efficacy follow-up and risk management of advanced therapy medicinal products (EMEA/149995/2008 Rev.1)
Reflection paper on management of clinical risks deriving from insertional mutagenesis (EMA/CAT/190186/2012).
Guideline on the non-clinical studies required before first clinical use of gene therapy medicinal products (EMEA/CHMP/
GTWP/125459/2006)
Guideline on non-clinical testing for inadvertent germline transmission of gene transfer vectors (EMEA/273974/2005)

General principles to address the risk of inadvertent germline integration of gene therapy vectors. ICH considerations (CHMP/
ICH/469991/2006)

General principles to address virus and vector shedding. ICH considerations (EMEA/CHMP/ICH/449035/2009)

On nonclinical biodistribution considerations for gene therapy products (ICH Guideline S12) (EMA/CHMP/ICH/318372/2021)

MWHMCTEPCTBO OKpY>KatoLLei cpeabl U U3MeHeHus knumata KaHaapl
Environment and Climate Change Canada:

Food and Drugs Act (R.S.C., 1985, c. F-27)
» Supplementary guidance document for the notification and testing of new substances: organisms used in cell and gene therapy under
Schedule 1 of the New Substances Notification Regulations (Organisms) (December 2021)

YnpasneHune no KOHTPOHO 32 060POTOM SieKapCTBEHHbIX CPEACTB U U3AeNUIA MELULMHCKOTO HAa3HAYeHUS
Therapeutic Goods Administration:
¢ Australian regulatory guidelines for biologicals
¢ Guidance 21: Medicines produced by genetic manipulation
» Therapeutic Goods Act 1989
» Gene Technology Act 2000

LleHTp 3KkcnepTu3bl NeKapcTBEHHbIX CPeACTB, HauMoHanbHOe ynpasieHue no U3nenmsam MeauLMHCKOro HasHaueHus
Center for Drug Evaluation, National Medical Products Administration:
 Technical guiding principles for quality control of human gene therapy research and preparations

lepaBnEHme NeKapCTBEHHbIX CPeACTB U MEAULMHCKUX nspenun, MI/IHMCTepCTBO 30paBOOXpaHEHUA, Tpyaa U 61arococToaHUs

Pharmaceuticals and Medical Devices Agency, Ministry of Health, Labour and Welfare:
Ensuring the quality and safety of gene therapy products (PSEHB/MDED notification No.0709-2)
* Amendment of the enforcement regulations of the Act on Securing Quality, Efficacy and Safety of Pharmaceuticals, Medical Devices,
Regenerative and Cellular Therapy Products, Gene Therapy Products, and Cosmetics related to Reprocessed Single-Use Medical Devices
(R-SUDs) (PSEHB notification No. 0731-7)

MHCTUTYT M3yyeHus 3akoHopaTtenbctea Kopen, MuHucTepcTBo 6€30MacHOCTH NULLEBbIX MPOAYKTOB M 1EKAPCTBEHHbIX CPEACTB
Korea Legislation Research Institute, Ministry of Food and Drug Safety:
Pharmaceutical Affairs Act (Act No. 14328)
Bioethics and Safety Act (Act No. 12844)
Guideline on quality assessment for gene-editing based advanced therapy medicinal products (December, 2018)
Considerations on design and analysis of clinical trials for conditional approval (2018)
Guideline for non-clinical assessment of gene therapy products (2017)
Guideline on design of early-phase clinical trials of cell and gene therapy (2015)
Guideline for follow-up of patients administered with gene therapy products (2016)
Considerations for validating analytical method for biodistribution of gene therapy products using qPCR (2010)

locypapctBeHHas dapmakones Pecny6avku benapych (rapMoHusupoBaHa c Ph. Eur.):
 MpoayKTbl TexHonoruu pekombuHaHtHon JHK (0784)
MeToabl aMNANPUKALUM HYKNEUHOBBIX KUCNOT (20621)
JlekapcTBeHHble CpefCcTBa A5 FTEHHON Tepanuu ans MeauumHckoro npumerenus (51400)

State Pharmacopoeia of the Republic of Belarus (harmonised with Ph. Eur.):

Recombinant DNA technology, Products of (0784)
Nucleic acid amplification technique (20621)
Gene transfer medicinal products for human use (51400)

MepnepanbHbiii 3akoH 0T 05.07.1996 N2 86-®3 «O rocynapCTBEHHOM PEryiMpoBaHUM FreHHO-UHXEHEPHOM feATeNIbHOCTUY
DepepanbHblii 3aKoH 0T 23.06.2016 N2 180-D3 «O 6MoMefULUHCKMUX KIETOUYHbIX NPOAYKTaX»

PekomMeHaaLuu no opraHM3aumm Npon3BoLCTBA, OLEHKE Ka4eCcTBa, NPOBEAEHMIO AOKIUHUYECKUX U KIMHUYECKUX UCCIeA0BAHUMI FeHo-
TepaneBTUYECKUX SIeKapCTBEHHbIX NpenapaToB

Federal Law No. 86-FZ On State Regulation of Genetic Engineering Activities of 05.07.1996

Federal Law No. 180-FZ On Biomedical Cellular Products of 23.06.2016

Recommendations for the organisation of manufacturing, quality assessment, preclinical and clinical trials of gene therapy products

! The European Medicines Agency. https://www.ema.europa.eu

Bulletin of the Scientific Centre for Expert Evaluation of Medicinal Products.
Regulatory Research and Medicine Evaluation. 2023



