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(54) KOMITIO3UIINU U CIIOCOBbI AETPAJAITUN HEITPABUJIBHO YITAKOBAHHBIX BEJIKOB

(57) ®opmyna u300peTeHUs

1. Kommo3unust 118 JieueHUs Wik TpoPUIaKTUKKU 3a00JIeBaHUS UIIU HAPYIIIEHUS,
ACCOIMUPOBAHHOIO C HETIPABUIBHO YIIAKOBAHHBIM OEJIKOM UJIM OEJIKOBBIMU arperatamu,
MPUYEM yKa3aHHAS KOMIIO3ULUS COACPKUT U30JIMPOBAHHBIN NENTU, COACPKAIIUN
yenoBedyeckuid TRIM 11 wiv u30JIMpOBAHHYIO MOJIEKYJTY HYKJIEMHOBOM KMCIIOTBI, KOJIUPYIOILYIO
yenoedeckuit TRIM11, mpu 3TOM yka3aHHOE 3a00J1€BaHNE WM HApYLIEHUE NTPEACTABIISIET
co001 HeMpOJAEreHepaTUBHOE 3200JIeBaHNE WM HAPYIIEHHE.

2. Komnozunust o 1. 1, T1e yka3aHHOE HelpoereHepaTuBHOE 3a00JIeBaHUE WITU HAPYIIIEHUE
BBIOPAHO U3 I'PYIIIbI, COCTOSMIEN U3 ciuHouepedeapHoi atakcuu (SCA) tuna 1 (SCA1),
SCA2,SCA3,SCA6,SCA7,SCA17, 60me3an XaHTUHI TOHA, IEHTATOPYOPO-MAUTUI0TIOMCOBOMN
arpodun (DRPLA), 6ome3nu Anbireiimepa, 6oe3nu [lapkuncona, 60KkoBoro
aMroTpodudeckoro ckieposa (ALS), TpaHCMHUCCUBHOLM r'yOuaTol 3HIedaonaTuy (IpuoOHHOE
3aboJIeBaHME), TAyOIIATUX U IOOHO-BUCOYHOM AereHepanuu (FTLD).

3. Kommno3unuus 1o 1. 1, rie u301MpoBaHHas MOJIEKYJIA HYKJIEMHOBOW KUCIIOTHI COAEPKHUT
BEKTOP Ha OCHOBE aJIECHOACCOUMUPOBAHHOTO BUpyca (AAV).

4. Komnosunus no 1. 3, riae AAV BekTop BkItouaeT AAV9 BeKTOp.

5. Cnioco® nevenus Win npopuiIakTUKY 3a00JIeBaHUS WIIW HAPYIIEHUS, ACCOLMMPOBAHHOTO
C HEIPaBWJIbHO YITAKOBAHHBIM O€JIKOM WJTM OEJIKOBBIMU arperataMu, y CyObeKTa,
HYXIAIOIIErocs B 3TOM, TPUYEM YKA3aHHBINM CITOCOO BKITIOUAET BBEJACHUE CYOBEKTY
KOMITO3HUIIMH TI0 T1. 1, TTpY 3TOM YKa3aHHOe 3a00JIeBaHUE WIIU HaPYIIEHHE MTPEACTABIISET COOOM
HelpoaereHepaTuBHOE 3a00JIeBaHME UM HAPYILIEHHUE.

6. Crioco0 mo 11. 5, r/ie yKa3aHHbIN Cl10cO0 BKIIIOYAET BBEIEHUE KOMITO3ULMU IO MEHbIIIEH
Mepe B OJIHY HEPBHYIO KJIIETKY CYyOBEKTA.

7. KoMno3uuus jist JieueHus: Wi TpodUIakTUKU 3a00JI€BaHUS UM HAPYILICHHUS,
ACCOIMMPOBAHHOTO C Jierpaianuet GyHKIMOHATBHOTO MyTAHTHOTO O€JTKa, MpUYeM yKa3aHHAas
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KOMITO3ULUSA COAEPKUT U30JIMPOBAHHBIN MENITUT, CoAepKaumi yenmoseueckul TRIM11 vimu
M30JIMPOBAHHYIO MOJIEKYJTY HYKJIEMHOBOM KUCIIOTHI, KOAUPYIOIYIO yesoBeueckuit TRIM11,
IIpY 3TOM YKa3aHHOE 3a00JIEBAHUE WIM HAPYILIEHUE MIPEICTABISET COOOM MyKOBUCLUIO3.

8. Crtoco0 neueHust uim MpoUIaKTUKY 3a00JIeBaHUSI UJIM HAPYIIIEHHS], ACCOMUPOBAHHOTO
¢ nerpajanueit GyHKIMOHAIBHOTO MyTAHTHOTO OellKa, y CyObeKTa, HYKIAIOIIEroCs B 3TOM,
MPUYEM YKa3aHHbIN CIOCO0O BKIIIOUAET BBEJICHUE CYOBEKTY KOMIIO3UIMM 11O 1. 7, IPU 3TOM
yKa3zaHHOe 3a00JIeBaHUE WU HAPYIIIEHUE TTPEICTABIsAET COOON MYKOBUCIUIO3.

9. Criocob noyueHusi peKOMOMHAHTHOTO O€JiKa, BKJIIOYAIOIIUN BBEACHUE MOAYJISITOPA
yenoseueckoro TRIM11 B ki1eTKy, MOAU(PULMPOBAHHYIO U151 SKCIIPECCUM PEKOMOWHAHTHOTO
Oenka.

10. Crioco® 1o 1. 9, riae yka3aHHbIA MOAYJIATOP COAEPKUT IO MEHbIIIEH MEPE OJTHO,
BBIOpAHHOE U3 TPYIIIbI, COCTOSIIEN U3 CIIEAYIONIETO:

a. U30JIMPOBAHHBIN ITENTUI, coaepkalui yenoseueckuit TRIM11; u

b. U30IMpOBaHHAs MOJIEKYJIA HYKJIEMHOBOW KUCIIOTHI, KOJUPYIOWIAs IENTH, COAEPKAIINN
yenoBeueckuit TRIM11.

11. Crioco6 1o 1. 9, rae yKa3aHHbIA MOAYISTOP YMEHBIIAET OEITKOBBIE arPeraThl
PEKOMOMHAHTHOTO OeKa.
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