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dopmyna uzobpereHus

1. Kogod-onTuMu3upoBaHHas HYKJIEMHOBas KHCIOT4, KoTopas koaupyer Oeinok SMNI
(Oeslok  BbDKMBAEMOCTH MOTOpHbIX He#poHoB) ¢ SEQ ID NO: 1, sxmouawowas
MOCJIEA0BATEILHOCTE HYKJIeMHOBOH Kuc0Thl SEQ ID NO: 2.

2. DKcOpeccHOHHAash KacceTa, KOTOopas BKIIOYaeT KOIOH-ONTUMH3HPOBAHHYIO
HYKJIEHHOBYIO KHUCJIOTY 1O 1. 1.

3. DKcnpeccHOHHAas KacceTa I10 I1.2, BKJIKOYarollas CJeAyoHe 3JIEMEHThI B HallpaB/I€HUH
oT 5'-koHua K 3'-KOHLY:

neBblit (nepsblit) ITR (MHBepTHpPOBaHHBIE KOHLIEBbIE IOBTOPBI);

CMV (uuToMeranoBUpyCHBIH) SHXAHCED;

CMYV (uuToMerajoBHPYCHBIH) IPOMOTED;

uHTpoH reHa hBG1 (reH cyObeauHULBI reMoriobrHa raMma-1);

KOJIOH-OIITUMH3UPOBAHHYIO HYKJIEUHOBYIO KUCIOTY IO 1I. 1;

curHai nosumaaeHunrpoanus hGH!U (curnan nonuaneHUIMpOBaHNUs I'eHa rOpMOHa pocTa
4eJIOBeKa);

npasslif (BTopoit) ITR.

4. DKCIIpeCCHOHHAs KacceTa I10 I1.3, KOTopas BKIIOUaeT HYKJIEHHOBYIO KucioTy ¢ SEQ ID
NO: 4.

5. DOKCIOpecCHOHHBIH BEKTOp, KOTOPBIH  BKIIOUAET  KOJOH-ONTHMHU3HPOBAHHYIO
HYKJIEMHOBYIO KUCJIOTY 1O 0. | UM kaccety no nim. 2-4.

6. PexomOuHaHTHBI BHpyc Ha ocHoBe AAV9 (ameHoacCOUMMpPOBaHHBLIA BUPYC 9
CEpOTHIIA) Ul YBeJMUYeHHUs dKcrpeccud resa SMNI1 B LeneBbIX KJIETKax, KOTOPHIH BKJIIOYaeT
KaIlCUJ M SKCIIPECCUOHHYIO KacceTy 1o Jito0oMy U3 1. 2-4.

7. PekoMOMHaHTHBIA BUpPYC Ha ocHoBe AAV9 mo 1.6, rae xancuj BriouaeT 6enox VP1
AAVO.

8. PexoMOuHanTHBIH BUpYC Ha ocHoBe AAVY 1o 1.7, rae Kancua BKiIrodaeT 6enox VP1
AAV9, nmeromuii aMHHOKHCIIOTHYIO mociieaoBateisHocTh SEQ ID NO: 5.

9. PexomOuHaHTHBIH BHpYyc Ha ocHoBe AAV9 o 1.7, rae xarncuz Biiovaet denok VP1
AAVY, umeromuii aMHHOKUCIOTHYK nociemoBareibHocth SEQ ID NO: 5 ¢ oano#t unu
HECKOJIbKUMH TOYEUHBIMU MYTallUsIMH.

10. PexombunanTHbIl BUpyc Ha ocHOBe AAV9 no nn.6-9, riae Kamcuj BKIKOYaeT OeIoK
VPl AAV9, umeromii aMHHOKHCIOTHYIO mociegoBatensHocts SEQ ID NO: 5 wumm

aMHHOKHCIIOTHYO nocnenoBatensHocTs SEQ ID NO: S ¢ ogHO#M UM HECKOJBKHUMH TOYEYHBIMH
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MYTallHsAMH, a 3KCIIPECCHOHHAas KacCeTa BKJIIOYACT CIACAYIOLHE JICMCHThBI B HAlIPaBJICHHUH OT 5'-

KOHLA K 3'-KOHLY:

CMV sHxaHcep;

CMV npomortep;

MHTpoOH rena hBG1,

KOOH-ONTUMH3UPOBAHHYIO HYKJIEHHOBYIO KHCIJIOTY MO I1. 1;

curtan nosvageHunuposadus hGHI;

npassiid ITR.

11. PexomOuHauTHBIH Bupyc Ha ocHoBe AAV9 no 1.6, rie kancua Birovyaer 6ey1ok VP1
AAVY, nmeromuil aMHHOKUCJIOTHYIO nocienoBareibiocts SEQ ID NO: 5 uiid aMUHOKHCIOTHY IO
nocnenosareabHocTh SEQ ID NO: S ¢ onHOM MK HECKOABKMMH TOYEUHBLIMH MYTALUSAMH, a
JKCITPECCHOHHAs KacceTa BKIIIOYaeT HyKJIeHHOBYIO KucioTy ¢ SEQ ID NO: 4.

12. dapmaneBTHUECKas KOMIIO3UUMS Ui AOCTaBKM redHa SMN1 B 1eneBble KIETKH,
BKJItOUaromas peKoMOUHAHTHBIM BUpyc Ha ocHoBe AAVO o nimn. 6-11 B coyeTaHuM ¢ OAHUM HITH
HECKOJIBKUMH (papMalleBTHUECKH TPHEMIIEMBIMH 3KCLIUITHEHTAMH.

13. Ilpumenenne pexkoMOMHAHTHbIA BUpyca Ha OcHOoBe AAV9 mno nm. 6-11 umm

KOMITO3UUMH N0 1. 12 a1 noctaBku reHa SMN1 B LesieBble KIETKH.
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