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BBEJEHUE
MeTtaxpoMaTtuueckas e
cHkomueTpodus (MIIJ]) — naciencrsennoe ayTocomHo-
BHOE 3a0
peleccH OJICBaHue, 06ycionennoe nedumTom depmerita

apuicyibdarassl
A (aHruL. ary%sulfatase A, ARSA) (OMIM 250100) mn Genka-axrusaropa canosuna B
(anr. saposin B, SapB). B pesyngrare uero IIPOMCXOANT HAKOIUICHHE CYJIb(haTHI0B B
HEpBHOW 1 APYIHX TKAHAX opranm3ma, Hebunur depmenta Bosunkaer Beie/cTBME
pasIuIHBIX MyTaumui reHa ARSA unu SAPB. TsKecTb KIMHUYECKUX MPU3HAKOB [IPH
MJIJI ONPENENSACTCS OCTATOYHON AKTHBHOCTHIO bepmenTa, 3aBucsamei or Tuna
vyTauuH. B Hacrosiiee Bpems me cyutecTByer s dextuHoro seuenus MJIIJL
OnucaHbl KIMHUYECKHE Ciyyan IIPUMEHEHUSA CyGC’I‘paT——peﬂyunpy}omeﬁ Teparmm,
TPaHCIIAHTALHA KOCTHOIO MO3ra WIIM IYMOBMHHON KPOBH, O/{HAKO TepaneBTHYecKas
9QPEKTUBHOCTH JAHHBIX METOJOB OCTAeTCS HEAOCTATOYHON I IIpe/I0TBPAICHUSA
yeyryGIeHus HeBPOJIOTHYECKUX Hapy ienuii y nanuenTtos ¢ ML, O6HaaexuBaronme
pe3yabTaThl MOJIYYEHBI C MCIOJIb30BAHUEM METOJI0B T€HHOI Teparuu JUis J10CTABKH
FeHOB JIMKOI0 THIIA, KOAUPYOLIHX GpepmeHT ARSA.

B nHacrosment  pabore  mpemnaraercst  cnoco0  eHHOM — Tepanuu
METaxXpOMaTHUYEeCKON JIEMKOAUCTPOOUN ¢  HCIOJIB30BAaHHMEM PEeKOMOMHAHTHOTO
PeMIMKAIMOHHO-/1€ PEKTHOTO aleHo0accouMupoBanHoro supyca (AAB) 9-ro ceporura.

Ieabto paGorel sBisIack paspaboTka Meroaa reHHon tepammn MIIJL ¢
NPHUMEHEHHEM PEKOMOMHAHTHOTO perMKaTuBHo-AedekrHoro AAB 9 ceporuna,
kopupyromiero k/IHK rena ARSA uenoBeka (AAV9-ARSA).

B pa6ore pemanuce Ce/yOIIUE 3a1aH:

1) Paspaborarh M CHHTE3MPOBATh ILIASMHIHYIO KOHCTPYKLMIO PAAV-
ARSA, xoaupyroniyto (GpepMeHT ARSA. TlojiyuuTs B npernaparuBHLIX KOJMYECTBAX
pekomGunanTHEIT AAVI-ARSA.

2) BeIjie/IUTh ME3CHXUMHBIE CTBOJIOBLIC KJICTKH (MCK) 13 )upoBoI TKaum

CBUHBM M MpOBECTH MX IEHCTHUICCKYIO MoZM(pHKALMIO pekoMOunanTHeiM AAVY-

ARSA.
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Aara nognuewu:

Yrobbl ybeauTucn
B NOANMHHOCTH CNpaBky, Mononesydre QR-kou,
KOTOPGIA COPABPMAT CCBINKY Ha OTHET,

Noanwmcs NpoBepALero

Oveer wa BONPOC, ABNAETCA NK UGHN}HMQHHOU JAUMCTROBANHKE
KOPPEKTHBIM, CHOTEMA QOTABRNART HA YOMOTpeHWe NpoBepawero

lpegocrasnenHan MHPOPMELIHA HE NOANENHT HCNONLIOBANKIO
B KOMMOPNECKHX Lennx.



