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AKTyaJbHOCTH HcciaeqoBanusi: ¢akrop cBepreiBanus kposu X (FIX, daxrop Kpuctmaca) —
poepMEHT NPOTEa3bl, UTPAIOIINI Ba)KHYIO pPOJIb B Kackaae cBepThiBaHMs KpoBH [1]. Ero BpoxkaeH-
HO€ OTCYTCTBHE MJIM HU3KHI ypPOBEHb NPUBOIAT K pa3BUTUIO reModminun B — 3aboseBanuto, npu
KOTOpOM TpeOyeTcsi MPOoBe/ICHNE OCTOSIHHOM 3aMecTUTeNnbHON Tepanuu. OTHaKo JaHHBIH BUJ Tepa-
MUY UMEET OOJBIIOE KOJIMIECTBO HEJOCTATKOB, TIOATOMY B COBPEMEHHOM MEIUIIMHE aKTUBHO Pa3BH-
BaeTCs TeHHas Tepanus remoduinuu [2].
Leap ucciaegoBanusi: U3y4uTh BIUsiHUE reHa ¢akropa IX Ha 3abosieBaHue, NpoOaHAIU3UPOBAThH
pe3yabTaThl KIIMHUYECKUX MCTBITAHNHN MpenaparoB reHHOW Tepanuy U Ha OCHOBE TOJyYEHHBIX JIaH-
HBIX ¢JIeaTh BbIBOA 00 3((EKTUBHOCTH JJAHHOTO CrIoco0a jiedyeHus: remoduiuu B.
Marepuajbl 1 MeTOABI: 0030p HayyHOW JUTEpaTypbl U CTareii B TEKCTOBBIX 0a3ax daHHBIX
Cyberleninka, nccnenoBannii kommanuu uniQure.
Pe3yabrarhl: reHHas Tepanus OCyLIECTBIAETCS MyTeM BBEACHUS HOBON paboueil Konmuu HeoOxo-
JUMOTO TeHa B COCTaBe WHAKTHBHPOBAaHHBIX BUPYCOB. BeKTOpHI, CO3MaHHBIE HA OCHOBE BUPYCOB,
MEPEHOCAT B OPraHU3M HEOOXOAMMBIN TeH IUIsi KOAMPOBAHMUS, OTCYTCTBYIOIIETO JTMOO Ne(eKTHOrO
Oenka. Kommnanueit uniQure 06U pOBEIEHBI KIMHUYECKHUE TPOBEPKH ATPaHAKOI'CHA JIe3aapBOBeKa
(AMT-061) — cpencrTBa ansg TpOBENEHUS TeHHOW Tepamuu remMoguinu B Ha OCHOBe BeKTOpa
JHK-conepsxamero AAVS (ageH0acCOMMUPOBAHHOTO BHUPYyca 5), KOTOPBIM HECET B ceOe ycoBepIIeH-
cTBOBaHHYIO Bepcuto reHa FIX. Bekropsl monyyaror OuonHx)eHepHbM criocobom: n3 JIHK Bupyca
yAAJSIOT TeHbI rep (KOAUpYeT OCNKH peryiuKalm) 1 cap (KogupyeT Oenku karncuaa supyca). Heobxo-
JUMBIH TeH BMECTE ¢ MPOMOTOpOM BeTpanBatoT Mexkay ITR (MHBepTHpOBaHHBIMY KOHLIEBBIMH IIOBTO-
pamu), B pe3yibTaTe 4ero B sjupe mocie cuHTeza Bropoit mnenu JJHK o6pasyrorcs koHkatamepsr —
HYKJICOTHIHBIE TIOCIEA0BATEIHLHOCTH, KOTOPBIE COAEPKAT HECKOIBKO KOIMWW OHOTO U TOTO K€ TeHa.
I'enom AAV coxpaHseTcs B TEUCHHE MHOTHUX JIET B sApax TeNaToluToB B (opMe SMHUCOM — KOJbIIe-
BbIX Mosekyn JJHK.
Ucnbitanne AMT-061 nmokaszano 3HauUTENIbHOE MOBBILIEHHS YPOBHs akTUBHOCTU FIX — moutu
BCE€ YYaCTHUKH KJIMHUYECKUX UCIBITAHUM NPEKPATUIIN 3aMECTUTENbHYI0 Tepanuto. CIycTs roa noxa-
3areib akTUBHOCTH (pakTopa IX y manmeHtoB coctaBui B cpeanem 41% ot Hopmbl. Haubombiuit
[0Ka3aTeiab AKTUBHOCTH Y OJHOTO U3 MAIMEHTOB cocTaBuia okosio 50 %. Oxxugaercs, 4To mocaeanss
(haza KIMHUYECKUX UCTBITAaHUH 3aBepmuTcs kK 2025 roxy.
BriBoabl: knuHuuyeckue uccienoBanuss AMT-061 nmokaszanu, 4yTo reHHas Tepanmus Ha OCHOBE
AAVS5 MoxeT OBITh 3Q(HEKTUBHBIM METOIOM JICUCHHUS, B TOM YHCJIC Y TIAITUEHTOB C YXKE CYIIEeCTBYIO-
IIUMH aHTUTEJIaMU K JJAaHHOMY BHPYCY, TEM CaMbIM IOTEHI[MATHHO MOBBIIIAs YyBCTBUTEILHOCTH Ma-
LIMEHTOB K JICYEHHIO TI0 CPAaBHEHHUIO C IPYTUMHU KaHIUJATaMH B IPOAYKTHI TEHHON TEpanuu.
Jlureparypa

. Komeman 4., Pém K.-I. Hanmsimaas buoxumust, S5-e m3ganmne — M.: Mup, 2018, C. 282-283

. Opnosa H.A., KoBuup C.B., Bopo6ses 1.U., ['abuboB A.I. ®akrop cBepThiBaHusA KpoBu [X s
Tepanuu remodunun B // Acta Naturae Tom 4, Ne 2(13) (2012), C. 1-2

N —

©000000000000000000000000000000000000000000000000000000000000000000000000000000000000000000000000000000000000000 o

FORCIPE TOMS5 CHNELUBbLIMYCK 3 2022 elSSN 2658-4182



