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Guideline on the quality, non-clinical
and clinical aspects of gene therapy
medicinal products

1. PapmakogmHamuuecKkoe “Proof of concept
studies” — uccnegosaHue gna nonyyeHma
AAHHbIX, NOATBEP}KAAIOLWUX NOTEHLMANbHbIN
KAUHUYECKUN 3PP EeKT nnm cBA3aHHbIN C HUM
6unonoruyeckui apdeKt/monekynapHbin
MeXaHU3M AeUcTBUs.

2. Ucnonb3oBaHMe BUAOB XXUBOTHbLIX U
mopgeneiu, nogxoaAaLmux gasa Toro, YTobobi
NoKa3aTb, YTO NOC/1eA0BaTe/IbHOCTb
HYKJ1I€MHOBbIX KUC/IOT JOCTUTAaEeT HaMeYyeHHOMN
uenu (opraHa-muULLEHU UK KNETOK) U
obecneunBaet npegnonaraemyto GyHKLMIO.

3. [lon*KHa NOKa3aHa 3KCnpeccus reHa B
LesneBoM opraHe.
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Moaenb SMNA7/

Mopgenb BOCNPOU3BOAUT HEBPOMNATOIOTUIO U
CMMMNTOMbI, CXOAHbIE C TEMU, YTO HabatoaatoTCA
y nayuneHTos, cTpagarowmnx CMA

*KnBOTHbIE 6e3 fedyeHMa normbatoT Ha 13-22
NEeHb NOCNe POXKAEHUS

BBegeHne npenapaTtoB HEOOX0AMMO HauMHaTb
Kak MOXHO paHblue, B 0 uan 1 geHb nocne
POXAEHUA
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* BHeceHa geneuusn B 9K30H 8 reHa F9

* [OMO3UIrOTHbIE MO MYTAHTHOMY reHy F9 XMBOTHbIE XXM3HECNOCOOHbI U
depTUnbHbLI.
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Fig8 Expression of F9 mRNA in the hepatic tissue of WT and KO mouse strains.
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