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21 oxTabpsa 2023 r. B pamkax IlepBoit Hayu-
HO-TIpaKTHUUYeCKOii KoH(pepenuuu «Hapyinenus
remocrasa: Ipo0JieMbl M PEIIeHUSA» COCTOAJIOCH
COBEIlaHNe SKCIEPTOB IO IEPCHEeKTHUBAM IIPUMe-
HEeHUs TeHHOW Tepamuu remoduiauu A mpemapa-
TOM BAJIOKTOKOT€H pPOKcalapBoBeK B PoccuiicKoit
deneparnuu B CIEAYIOINIEM COCTaBE:

Andpeeéa Tamwvana Andpeesna, K.M.H.,
saBenymolasi ['OPOACKMM IIEHTPOM IO JIEUEHUIO
remopuiauu, I'BY3 «I'opoickas MOJIUKJINHUKA
Ne 87», r. Caukr-IleTepOypr;

303yna Hadewda Heanoséna, x.M.H., Bemy-
WA HAYYHBIN COTPYAHUK, 3aBeAyIOIIasd KJIWHU-
KO-IHUArHOCTUYECKUM OTIeJIeHNeM IeMaTOJIOTUU U
Hapymreuuii remocraza ®I'BY «HMWUII rematoso-
run» M3 P®, r. MockBa;

MHKaproe Ilasen Anerxcandposeuw, n.M.H.,
BpPau-reMaToJIOr KOHCYJbLTATUBHOTO OTIEJIEeHUS,
PYKOBOIMTENb TPYIIILI n3yueHusa remocrasza @PI'BY
«HMUII ATOU um. Omutpusa PoraueBar» M3 P®D,
r. MockBa;

Mamaee Andpeii Hukonaeeéuw, 5.M.H., CT.H.C.
Aunraiickoro punumana PI'BY «HMUIL remarosio-
ruu» M3 P®, r. Bapuayu;

Konmaxmuasa ungopmayusn:

Pymsanyeeé Anexcandp I'puzopveéuw — n.M.H.,
upod., akag. PAH, IIpesugenr HMUIIL [IT'ON
uMm. [murpusa PoraueBa, riiaBHBIN pPeTaKTOD SKypHAIa
«Ilepmarpusa. Kypuan umenu I'.H. Cnepasckoro»
Anpec: Poccusa, 117997, r. Mocksa, I'CII-7,

ya. Camopsr Marena, 1

Tex.: (495) 287-65-70
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Momom Andpei Ilaénoeuw, 0.m.H., TUPEK-
Top Anraiickoro ¢unuana ®I'BY «HMUIL rema-
Tosmorun» M3 P®, pykKoBoguTenab JabopaTOpPUU
rematosoruu I[THWJI TocymapcrBeHHOoe O101-
JKeTHOe o0OpasoBaTejibHOe VyupeskIeHue «AJjraii-
CKUU TOCYJapCTBEHHBIN MEIUIIMHCKUI YHUBEPCU-
TeT» M3 PdD;

Pymanuyee Anexcandp I'puzopvesuwn, araje-
muxk PAH, npesugentr ®I'BY «HMUIL OT'OU wum.
HOvurtpusa PoraueBa» M3 P®, r. MockBa;

Ceupun Ilaéen Bauecnasoéuw, Bpad-rema-
TOJIOT reMaToJorunueckoro orgeneausa 'BY3 « Mopo-
soBckas [I'KB IS8M», r. MockBa.

B pamkax coBeranusa ObLIN PACCMOTPEHBI CJIe-
IYIOIie BOIIPOCHI:

—  OSNUAEMUOJOTHYECKAas XapaKTepHuCTUKA
namueHToB ¢ remoduianeii A B P®D;

— POJb TEeHHO¥ Tepanmuu B YJYUYIIEeHUU Kaue-
CTBA KU3HU IIAIEHTOB;

— pes3yJbTaThl IIPUMEHeHH!sA IpenapaTa reHHOI
rTepanuu remopuany A BaJOKTOKOreHa PoKcarap-
BOBEKa;

— BO3MOJKHOCTHU JOCTyIa K IIperapary IeHHOI
Tepanuu remopuiauu A B P®.
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IJKCIepThl TNPU PACCMOTPEHUU BOIPOCOB
TMOBECTKU MPUILINA K CJAEAYIONIUM 3aKJIOUEHUAM.

Ilo mamapiMm MwuusgpaBa Poccuu, Ha OKTSA0pH
2023 r. B P® zaperucrpupoBan 7381 mamu-
eHT ¢ remopuaueir A, usd HuX 3592 — meru. He
meHee 40% TAIMEHTOB WMEIOT TKeaAy (opmMy
3a00JieBaHUS ¥ IIOJYYAlOT PeryJasapHY0 mnpodu-
JaKTUUECKYIO Tepamuio IpemapataMu (HhaKTOpOB
ceepreiBaHuA KpoBu VIII (FVIII) mau sMumusy-
MaboM. 3HAUUMBIM OTPaHUUYEHUEM MIJIiA COOJIIomIe-
HUS TOJIHOIEHHOU NPOPUIAKTUKU KPOBOTEUEHUH
ABJsIEeTCS HEOO0XOJMMOCTL IIPOBENEHUA IIOMKU3-
HEHHOM Tepanmuum ¢ pPeryaapHbIMU BHYTPUBEH-
HBIM WJIN IOJKOYKHBIM BBEJIEHUSAMU IIPENapaToB.
Y OGoJBIIMHCTBA IIAIMEHTOB C TsAMKeJoil (opmoit
remouauu A oTMeuarTcA eIUHUYHBIE SIM30IbI
KDPOBOTEUEHUU PAa3JUYHBIX JOKAJIU3AIUN Jake
npu cobageHnn TPOMUIAKTUKU, UYTO IIPUBOAUT
K Pa3BUTUIO XPOHUYECKOT'O CUHOBUTA, apTPONATUN
U 3HAUMMO YXYAIIAaeT KaueCTBO KU3HU OOJBHHBIX.

T'ennaa Tepanus o0JjlafaeT IMMOTEHIIMAJIOM [JIs
IOCTMI)KEHUsS 3HAUYUTEJHLHOIO VJIYUIIIeHUs OJiaro-
OPUATHBIX pPE3yJIbTATOB JIeUYeHUA NAIUEHTOB C
remouaueit A OGiaromapsA IOJTOCPOUHOMY BSHIO-
rearaomy cunTedy FVIII ¢ mommep:xkaHueM ero
TOCTOAHHON aKTUBHOCTHU, COMIOCTABUMOM C JIETKOM
reMouInen.

BasoKTOKOTreH pOKcalapBOBEeK — 3TO IIEePBBIN
mpermapaTr TeHHOW Tepanuy, 3aperucTPUPOBAHHBIN
EBpomneiickum MmeguiimHCKUM areHTcTBoM B 2022 T.
u PenepaJbHLIM areHTCTBOM II0 CAHUTAPHOMY Hal-
30py 3a Ka4eCTBOM IUINEBBIX IIPOAYKTOB M JIEKap-
crBeHHBIX cpenctB CIITA B 2023 r. mas jeueHus
TAKEJI0U reMo@UIuu A y B3POCJIBIX IMAIMEHTOB.

BasoKTOKOTeH pOKcamapBOBEK — HEPEIJIUIIY-
pyooImiuiica pPeKOMOMHAHTHBII BEKTOP Ha OCHO-
Be aJleHOACCOIIMMPOBAHHOIO BUpPYyCA CEPOTHUIIA O
(AAV5), comepskaluii TpaHCTeH, KOAUPYIOTUHA SQ
BapuaHT pekomOmHaHTHOTO FVIII M3 nuHMM Kie-
Tox uenoBeka (hFVIII-SQ) ¢ menemueit B-momena.
AkcupeccupoBanubiii hFVIII-SQ samerriaer oTcyT-
creyommuiit FVIII, meoOxomumbiili myisg 3(PEKTUB-
HOTO TeMOCTasa y MaIlueHTOB ¢ remodwuauein A c
IOCTUKEHUEM TepaleBTUYeCKOll MW cyOTepares-
Tuueckoit aktuBHocTu FVIII 6Ge3 wmcmosb3oBaHUSA
IOTIOJIHUTEJIbHON NMPOMUIAKTUUECKON Teparuu.

Pexomenngyemas [posa mpemapaTa BaJIOKTO-
KOreH pokcamnapBoBek cocraBiasger 691013 Bek-
TOPHBIX TEHOMOB Ha KWJIOTDAMM Macchl TeJa,
BBOAUMBIX B BHUJE OJHOKDPATHON BHYTPUBEHHON
uHpysunu. 06 5(PPeKTUBHOCTU JEUEHUS CBHUIE-
TEJbCTBYIOT IIOBBIIIIEHWE DHIAOTEHHOW aKTUBHOCTU
FVIII o cpaBHEeHHUIO ¢ UCXOAHBIM YPOBHEM, CHHU-
JKeHUe TOJO0BOIM YacCTOTHI KPOBOTEUEHUI IIPAKTU-
YeCKUM OO0 WX MOJIHOTO MCUYE3HOBEHUSA U COKparle-
HUEe WCHOJIb30BAHUSA DK30TE€HHON 3aMeCTUTEJIbHOMN
Teparmuu FVIII.

PesynbpraThl NOPOBENEHHBIX  KJIUHUUYECKUX
WCCJIeJOBAHUN CBUAETEJNHCTBYIOT O BBICOKOH a(hdheK-
TUBHOCTM TPUMEHEHUS IperapaTa BaJOKTOKOTeH
pokcamapBoBek: >80% maIeHTOB AOCTUTJIN IIOCTO-
saunoit aktTuBHOocTu FVIII >5% (Memuana aKkTUBHO-
ctu FVIII uepes 6 JeT mociie BBeJIeHUA IIperrapara
cocrasyseT 12,8% mpu mnccieqoBaHUN OSHOCTAMMI-
HBIM METOIOM), UTO IPUBEJO K CHUMKEHUIO OO0IIero
ympcsia KpoBoreueHuit Ha 96% u oTcyTCcTBUIO HEOO-
XOAMMOCTY B PEryJIAPHON IMPOMUIAKTUKE.

B macTosmiee BpeMdA IEepBBIN HNAIUEHT B MUPE
TOJIYYMJI BAJIOKTOKOTEH POKCAapBOBEK B pPaMKax
PYTHUHHON KJWHUYECKON IPAKTUKMW, MO0 KOHIA
2023 r. oxxupaeTca yBeJUUeHNE UYKCJa MallieHTOoB,
TOJIYUYUBIIUX TeHHYIO TEPAIUI0 B Pa3HBIX CTPaHAX
Mupa.

IIo pesysbTaTamM KJIMHUYECKOTO UCCIEIOBAHUS
BMN 901 (Klamroth R. et al. Hum. Gen. Ther.
2022; 33 (7—8): 432—441) B KOropTe POCCUHCKUX
nanueHToB ¢ remopuiameir A 53,8% He umerT
aaTuTea K AAVS, To ecTh MOTYT IIOJYUHUThH Jieue-
HUe IIpernapaToM I'eHHON Teparuu.

OcTaeTcss OTKPBITBIM BOIPOC JOCTYIIHOCTHU
BAJIOKTOKOTEeHA pPOKcalapBOBeKa MIJA JeUeHUd
nanueHToB B P®. IlpemioskeHbl pasJudHbIe MOJE-
JU BHEJPEHUA MpelrapaTa uyepes pasHble KaHAaJIbI
¢dunaHcupoBanuA. B yacTHOCTH, Ui TAIMEHTOB,
IOCTUTHINX BoadpacTa 17 JeT, pPeKoOMeHIOBaHO
HasHaAUYeHMWe IIpemapara 3a cueT cpeicTB DoHIa
«Kpyr mobpa» mpu ycaoBuH, UTO BBeJeHUE NAHHO-
ro mpenapara 0yAeT OpraHU30BaHO II0 JOCTUKEHUN
nanuerTom 18 ser. A mammeHTOB, AOCTUTIINX
Bo3pacTa 18 jeT, JaHHBIN IpermaparT MOXKeT ObITh
PEeKOMeHZ0BaH K Ha3HAUEHUIO 3a CYET CPEeJCTB
Cy0O'BEKTOB MJIM B paMKax (efiepajbHBIX IIPOrpaMM
BO3MEII[eHUA TPU YCJIOBUU IOJYUEHUS PErucTpa-
IIUOHHOTO yAocToBepeHus B PdD.

IlepcneKTUBHBIM BOIIPOCOM SBJISIETCS MCIIOJb-
30BaHUE IIperapaToB T'e€HHOIW Tepammuu, BKJIIOUAd
mperapaT BaJOKTOKOTeH POKCAIlapBOBEK, B paM-
KaxX WHHOBAIIMOHHBIX MOJeJell JeKapCTBEHHOTO
BO3MeEIIeHUA: IPOrpaMM pasfiesieHus (UHAHCOBBIX
PUCKOB M MTpOrpaMM, B paMKax KOTOPBIX IIPO-
M3BOJUTCA OIlJIaTa 3a pe3yJbTaT. IKCIEPTHOMY
COO0O0IIeCTBY HEOOXOAMMO MOMOJHUTENHLHO OIEHUTH
BO3MOJKHOCTb BHEAPEHUS ITOJOOHBIX AJTOPUTMOB,
a TaKsKe B COBMECTHOH paboTe ¢ IPOM3BOLUTEIEM
OnpesesnuTh IapaMeTpPhl nporpamMmm. JlaHHBIR
BOIIPOC TpedyeT masbHeiIell npopaboTKU U 9KC-
EePTHOTO O0CY KIeHUS.
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