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(54) BAPUAHTBI PEKOMBMHAHTHBIX AAV U UX ITPUMEHEHN A

(57) ®opmyna u300peTeHUs

1. BoiienieHHbIM KaTICUTHBIN OETOK a1eHOACCOMMPOBAHHOTO BUpyca (AAV), coaepKalui
MOCIIEI0BATEIIFHOCTD, BELIOPAHHYIO U3 TPYIIILI, cocTosieit u3: SEQ ID NO: 68-97.

2. PekOMOMHAHTHBIN BEKTOP IKCITPECCUH, COACPIKALLMIA ITOCIIEA0BATENBHOCTh HYKJIEMHOBOM
KUCIIOTBI, KOJMPYIOIIYIO BIICTIEHHBIN KaTllCUIHbIN OeTok AAV 110 11.1.

3. PexomOuHaHTHBIN AAV (rAAV), cofepKallliil BbIICJICHHbIN KAIICUIHBIN O0eTok AAV
o Jr000oMy u3 M. 1-2.

4. rAAV nio 1.3, rie rAAV COIEPKUT MO0 MEHBIIEH MEPE OJUH TPAHCTEH.

5. TAAV 1o 11000My U3 1Il. 3-4, B KOTOPOM IO MEHBIIIEH Mepe OAWH TPAHCTEH MPEACTABIISET
co0O0l T'eH, KOJMPYIOIIHi OeJTOK.

6. rAAV 1o 1ro60oMy U3 mil. 3-4, B KOTOPOM IO MEHBLIEH Mepe OJAMH TPAHCT€H KOAUPYET
MaJIyI0 UHTEep(PEepUPYIOUTYI0 HYKIEUHOBYIO KUCIIOTY.

7. rAAV 1o 1.6, mpuueM Majas uHTepdepupyroasi HyKJIeMHOBasl KUCIOTA MPEACTABISET
cob6oii MukpoPHK (MuPHK).

8. rAAV 1o 1ir000My u3 fl. 3-7, B KOTOPOM TPAHCTE€H 3KCITPECCUPYET TPAHCKPHUIIT, KOTOPBIi
COAEPKUT ITO MEHBLIEH MEPE OAUH calT cBs3biBaHus 11t MUPHK.

9. rAAV 1o 1000My u3 11l 3-8, B KOTOPOM TPAHCTEH COACP)KUT TKaHecHenupUIeCcKuit
IIPOMOTOP.

10. Kommozuuust 17151 JOCTABKHM TpaHCTeHa CyObeKTY, Co/IepyKallias BbIIEIEHHbIN KarlCUIHBIN
6emok AAV o mo6omy u3 . 1-2 uimm rAAV no ao0oMy U3 il 3-9 u papManeBTUIECKU
MIPUEMIIEMBIA HOCUTEID.

11. Criocob gocTaBKU TpaHCreHa CyObEeKTY, BKIIIOUAIOIIUN BBeJIeHUE CYyOBEeKTY rAAV 1o
mo0oMy U3 Tt 3-9, rae rAAV uHpUIMPYeT KIETKU TKAaHU-MHUIICHN CYOBhEKTa.

12. Crioco0 1o 1.11, B kKoTOpoM Masasi uHTepdepupyrolasi HyKJIernHOBas KUCIIOTa
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npeacrasisieT cooort MuPHK-ryoxy unu TUD PHK, koTopast ~HTMOMpPYET aKTUBHOCTb 11O
MeHbInel mepe oqHolt MUPHK y cyOonekTa.

13. Crioco6 o 1.11, B koropom MuPHK 3xcrnipeccupyeTcst B KileTKe TKaHU-MUIIICHH.

14. Crioco6 o mro6omy u3 1. 11-13, B KOTOpOM LiesieBasi TKaHb MPEICTaBIISIET COOOMH
LIHC, neyensb, ceae3eHKy WM CepLe.

15. Cnoco6 o ar060oMy u3 mil. 11-14, B KOTOpOM CBSI3bIBAHUE C CAUTOM CBSI3bIBAHUSI
MUPHK vHrubupyer akTHBHOCTh TPAHCT€HA B TKAHU, OTJIMYHON OT TKAHU-MMUILIEHH, ITyTEM
rMOPUIM3ALNY C CAUTOM CBSI3bIBAHUS.

16. Crioco® o nro6omy u3 mit. 11-15, B KOTOpoM TKaHecneuupuyecKuii IpoMoTOp
MpeCTaBIIseT coOoM crenuduueckuii TIpoOMOTOP MeYeHb-CIIeIU(UIECKOTr0 TUPOKCHUH-
cBsi3bIBaroiero riodynuHa (TBG), mpoMoTOp UHCYIMHA, TPOMOTOP IJIFOKAroHa, mpoMoTOP
COMATOCTaTHHA, TPOMOTOP NaHKpeaTuueckoro noiaunentuaa (PPY), npomorop cuHancuna-1
(Syn), npomoTop kpeatuHkrHassl (MCK), mpoMoTop necmuna mutekonuraromux (DES),
MMPOMOTOP TsIKeJon 1enu a-Muo3uHa (a-MHC) wim npomoTtop Tpononuna T (cTnT) cepaua.

17. Cioco6 o mrobomy u3 mi. 11-16, B koTopom rAAV BBOJISIT BHYTPUBEHHO, UPECKOKHO,
BHYTPUIJIA3HO, UHTPATEKAIBHO, IEPOPATIBHO, BHY TPUMBIIIEYHO, TOIKOXHO, UHTPAHA3aIbHO
WM IyTEM UHTAJISLUU.

18. Crioco® no nmodomy u3 . 11-17, B KOTOPOM CyOBEKTOM SIBIISIETCS YEITOBEK.

19. KneTka-xo3s1H, coiepkaasi HyKJIIEMHOBYIO KUCIIOTY, KOAUPYIOUIYIO KAIICHIHBIN
0€eJI0K, UIMEIOLIUI TTocIe10BaTeNbHOCTS JIF000# u3 SEQ ID NO: 68-97, rae HykiienHOBas
KUCIIOTa (PYHKIMOHAIBHO CBSI3aHA C IPOMOTOPOM.

20. Habop amsa nmpoayuupoBaHus rAAV, coaepkallliil KOHTEHHEp, coaepKallui
PEKOMOMHAHTHBIN AAV, coaep Kaluii BbIICTICHHBIN KAaIlCUAHBIN O0e10Kk AAV 1o J1II000My U3
. 1-2.

21. Ha6op no .20, B KOTOPOM KOHTEHHEP MPEACTABISET COOOM HITPULL.
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