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OTKa3 OT OTBETCTBEHHOCTU:

3Ta nybaunkauma nsgaHa EBponeicknum KoHcopuuymom remodpunmm (EKM) B nepsyto ouepeab Kak 0bydarowmini MHCTPYMEHT
O/ HALWWX HALMOHANbHbIX Y1EHCKUX opraHusaumii (HY0). B okpy:KatoLem Tepanmnio KOHTEKCTE NOCTOAHHO YTO-TO MEHAETCS,
MO3TOMY Mbl HAMEpPEHbI NEPUOANYECKM NYHANKOBATb aKkTyaNbHble 06HOBNeHUA. ComeprKallanca 3aecb MHGOPMaLUa, paBHO
KaK 1 OTPaXKEHHbIE B3rNAAbI, NPeACcTaBNAOT coboi coBMeCTHbIN BKNag paboyel rpynnbl EKM no HoBbim npenapaTtam. EKT He
33aHMMAETCA MeAMUMHCKOMN NPAKTUKOM U HWU MpPU KakuX 0BCTOATENbCTBAX HE peKoMeHAyeT onpenenéHHoe fevyeHue ansa
KOHKpETHbIX NauuneHToB. EKI He rapaHTUpyeT, ABHO MAN ONOCPELO0BAHHO, YTO YKa3aHHble B aHHOM Ny6aAMKaumum A03UPOBKM
NIeKapCTBEHHbIX MpenapatoB Anbo Apyrve pekomeHZauuu Mo NEYEHUIO ABAAIOTCA KOPPEKTHbIMU. MO BbileyKasaHHbIM
NpUYMHam nepes Tem, Kak MPUHMMATb Kakue-Inbo NeKapcTBEHHble CPeACTBA, YNOMAHYTble B AaHHOW nybaukaumu,
HacToATeNbHO peKomeHayeTca 06pallaTbCa 33 KOHCy/lbTauuen K MeAUUMHCKOMY Cheuuanucty U/UamM K NUCbMEHHbIM
WHCTPYKUMAM, NpefocTaBieHHbIM  dapmaueBTMyeckod KomnaHnuel. EKI He oToaét npepnouteHus  Kakum-nnbo
NleKapCTBEHHbIM NpenapaTam Uam Ux Npon3BoAUTENAM; HUKAKOe YNTOMUHAHWE HAaMMeHOBaHWUA IeKapCTBEHHOro npenapara
He O3Ha4yaeT NOAAEPMKKM CO CTOPOHbI EKT.




NPEAUCNOBUE

MpeactaBnsem Balwemy BHMMaHWIO BTOpPOE M3gaHue nepuoamyeckoro ob3opa EBponeinckoro KoHcopumyma
remoounmm (EKT), nocBAWwEHHOE HOBbIM MEeTOA4aM sedyeHna remoduanm 1 NpoYmx Koaryaonatumi.

B oTanumne oT nepBoro nsgaHus obsopa, onybankoBaHHoro B mae 2018 r. u AocTynHoro Ha Beb-calite EKI,
BTOpOi 0630p npeacTaBnseTr B OOWMX 4YepTax LAOCTUXKEHUA B pPa3paboTKe HOBbIX  TepaneBTUYECKUX
MeOULMHCKUX NpenapaTos, OTHOCALLMECA K Nepuoay mexay maem 2018 r. u sHeapém 2019 r. Takum obpasom,
[aHHOe U3JaHWe NpeacTaBaseT TONbKO KPaTKME XapaKTEPUCTUKM 3HAUMMBbIX NMOABUMMKEK B YXKe NPOBOAALLUXCA
KJMHUYECKUX UCCNEA0BAHMAX, MHULMMPOBAHMA HOBbIX KIMHUYECKUX MCCeA0BAHMM, A TaKKe pa3paboTKM HOBbIX
MOAEKY/cnocoboB neyeHna B 061acTn peakux KoaryaonaTtuid.

Kak # B cnydae € nepBbiM M34aHMEM, OCHOBHOW LENbio AaHHOTO MHGOPMaUMOHHOro 6tonneteHs apaaerca
0byyeHMe HaUMOHaNbHbIX YNEeHCKUX opraHusaumii (H40) M nomoup B UX CTPEMAEHMM NPEeaOoCTaBUTb CBOUM
NauMeHTaM M YXaXKMBaMOWMM 33 HUMM Auuam obwmii 0630p M MOHUMAHME CTPEMUTENbHO MeHAoLenca
06CcTaHOBKM B chepe pa3paboTkM MegUUMHCKUX NpenapaToB B 061acTu peakux Koarynonatui. EKI npusbisaet
cson HYO ncnonb3oBaTth M a4anTMPOBaTh AaHHbIN 610ANETEHb B COOTBETCTBMM C X HALMOHAbHBIMM HYXXA3aMMU,
HO He HeCET OTBETCTBEHHOCTU HU 33 KaKMe U3MEHEHUA.

NHbopmauma B AaHHOM BtonneTeHe pasgeneHa No KOHKPETHbIM BMAAM KOary/sionaTuii, 0 KOTOPbIX NOABUAUCH
HOBble laHHble. Cneayolwmin blonneteHb 6yaeT BbinylieH B utone 2019 r.

NHbopmauma aaHHoro bykneta cobpaHa U3 MHOXKECTBA MCTOYHMKOB, BK/AOYasA AOKNAL4bl HA HEAABHUX HAYYHbIX
meponpuatuax (Hanpumep, cemmHap EKI no HOBbIM TEXHOMOMMAM; exerogHoe cobpaHve AmepUKaHCKoOro
obuectBa remartosnormum), Beb-canTbl (Hanpumep, www.clinicaltrials.gov), a Take oOTBeTbl Ha npAMble
NMMCbMEHHbIE 3anpockl B aapec papmaLeBTUYECKMUX KOMMAHUA. 3TN cBeAeHUA bbinn nepepaboTaHbl U U310XKEHDI
NPOCTbIM A1 MOHUMAHWUSA A3bIKOM. 33 3TO Mbl BbIpaXkaeM OTAeNbHYO 61arogapHOCTb U NPU3HATENbHOCTb M-HY
[eknany HyHy n r-xke Jlaype CaBuHMN.

EKT TakKe BblpaaeT 61arogapHocTb pabouyelt rpynne no HOBbIM Npenapatam, KOTopas Bbibupana matepuansi
M KOHTPOMPOBasa COCTaBNEHME 3TOro BlonneTeHs. YneHbl rpynnbl:

e  [lokTop MapuetT [pmucceHc, BONOTHEP EKT
JokTop Pagocnas Kaumapek, yneH pykosoaauwero komumreta EKI
JokTtop [3H XapT, uneH HayuyHo-meaMLUMHCKON KOHCYIbTaTUBHOM rpynnbl EKI (MASAG)
Mpodeccop Maiik Makpuc, YneH MeauuMHCKOM KOHCyibTaTuBHOM rpynnbl EKT (MAG)
JoueHT bpaitaH O’MaxoHu, npe3unaeHT EKT
I-H Oasupg Nenax, BonoHTépP EKI
MNpodeccop ®nopa MeliBaHan, uneH MeaULMHCKOM KOHCYAbTaTUBHOM rpynnbl EKI (MAG)
LokTop eHesbeBa [beTy, BONOHTEP EKI

e  [lokTop YBe LUneHKpux, BonoHTEpP EKI

EKI npuBetcTByeT 8ce pa3paboTKM METOA0B NeYeHNs, KOTOpble MOTYT NPUHECTM NO/b3y NauMeHTam B ByayLiem.
EKI He BCTAéT Ha CTOPOHY HM 04HOro NPOoAyKTa A6 Kaacca NPOAYKTOB, YNOMAHYTLIX B AaHHOM BloineTeHe.

Mbl Hageemcsa, YTo NpeacTasieHHan 3aecb nHdopmauma bygeT nonesHa, u HaNOMMUHAEM, YTO Mbl ZOCTYMHbI ANA
Nto6bIX BONPOCOB.

C HaMAy4YLWNMKM NOXKeNaHNAMM,

BpaitaH O’MaxoHu AmaHpga bok
Mpe3naeHT EKI UcnonHutenbHbln aupektop EKI




MCNOJ/Ib3YEMbIE COKPALLEHUA
loaoBas YactoTa KpoBoTeUyeHul (ABR)
lfoaosas yactoTa UHoy3uin (AIR)
AKTUBMPOBaHHbLIN NpoTenH C (APC)
AmepuKaHcKkoe obuectso rematonormum (ASH)
AHTUTPOMBMH (AT)
Mpenapatbl 06xoaHoro aenctens (BPA)
YANuHEHHbIN nepuoa nonysbiBeaeHma (EHL)
Esponeiickuii Coto3 (EU)
daKTop
YnpaBneHue No KOHTPOJIIO KaYecTBa NULLEBbLIX NPOAYKTOB 1 JIeKapCTBEHHbIX cpeacTs CLUA
NHAYKUMA MMMYHOIOrMYecKoi TonepaHTHocTu (ITI)
BHyTpuBeHHo (IV)
dyHKUMOHaNbHan npoba neyeHn (LFT)
MeanuuHcknin }kypHan Hosoit AHranu (NEMJ)
CepbésHoe HexenaTenbHoe asneHne (SAE)
CtaHAapTHbIV Nnepuoa nonysbiseaeHmns (SHL)
MoakoxHo (SQ)
CoegmHéHHOe KoponescTBo

CoegmnHEHHbIe LUTaTbl AMepuKmn

BEKTOPHble reHOMbl Ha Kunorpamm (vg/kg)

daktop ¢oH BunnebparHara (PoB)

Heaens




AKTYA/IbHAA UH®OPMALUA O HOBbIX METOAAX NIEMEHUA TEMO®U/IUU TUNA A

YanuMHEHHbIN nepuog nonysbiseaeHns (YINN)

Mpenapar Jivi® («JK1MBU») noayunn perucTpauMoHHOE yAOCTOBEPEHUE

B EBponeiickom Cotose (EC), CoeanHéHHbIx LLTaTax (CLUA), KaHage n AnoHun 6b110 NpeaocTaB/ieHo
perucTpaumoHHoe yaoctosepenune ana Jivi®, npenaparta ¢ yaaMHEHHbBIM NepPUOLOM MNOJyBbIBEAEHUSA
(ynn) BAY 94-9027 komnaHuu «baiiep» (Bayer) nnsa nauneHToB B BO3pacTe OT 12 feT U cTaplue, paHee
nosyyaBwux nedexue. Jivi® - 310 nervnuposaHHbii VIl dpakTOp, NpeaHasHayeHHbIX Kak gnAa
NPOPUNAKTUKM, TaK U ANA NlIe4eHUA KPOBOTEUEHMIA.

KomnaHua Bayer npeactaBuaa gaHHble Ha KOHpepeHUMn AmepuKaHCKOro obuiectsa rematosiornu
(AOT), npoxoauswen B 2018 roay B r. CaH-Auero (CLUA). B obuiem meamaHHas rogosasd 4acToTa
CNOHTaHHbIX KPOBOTEUYEHUI U MeinaHHasA rol0Bas YacToTa KPOBOTEUYEHUI B CyCcTaBbl Hbl/IM HUSKMMMU
(22) y nauuenToB, npMHMMaBLnx Jivi® B KauecTBe NPodUNAKTUKM KaXKable NATb UM CEMb AHEN B Xoae
uccnegosaHua PROTECT VIII ¢asbi 1I/11l. MpeasaputenbHbliA aHaan3 noKasbiBaeT, YTO Y NaLUMeHTOs,
Nydlle Apyrux pearMpoBaBlUMX Ha NPOGUNAKTUKY, NPOBOAUMYIO pa3 B NATb AHEN, Bblno oTmeYyeHo
MEHbLLEe YNCNO KPOBOTEYEHWUIA U CYCTAaBOB-MULLEHEN B TedeHWe 12 mecAues, nNpeawecTBOBaBLUMX
MccnenoBaHUIo, NO CPABHEHUIO € NaumeHTamm, nmetrowmmm MK > 1.

AKTyanbHaAa UHGOPMALMA NO KAMHUYECKMM UCCNeAO0BaHUMAM U peanbHble AaHHble O nepeBoje
nauueHToB ¢ ¢pakrTopa VIl ¢ CMM Ha ¢pakTop VIl ¢ YII: co cTaHAapTHbIX HA NPO/IOHIMPOBAHHbIE
Y10 KacaeTca NpUMeHeHUs NPOAOHIMPoBaHHbIX npenapaTtos VIl ¢pakTopa, TO MEANUUHCKUI LEHTP
Ans B3pocnbix (bonbHMua «Mait aHa Tomacy (Guy and Thomas), HauuoHanbHas ciy»kba
34,paBOOXpPaHeHMA) U NeguaTpuuecknin LeHTp (6onbHULa «IBennHa» (Evelina), ToHaoH) 13
BenMKOGPUTAHUM B COBMECTHbIX TE3UCAX PE3IOMMUPOBA/IN ONbIT NEPEeBOAA CBOUX NALUEHTOB C
npenaparos CMNM Ha NposoOHrMpoBaHHble NpenapaTbl. 33 nauneHTa ¢ remoduaneli Tuna A 6oiam
nepesegeHbl Ha npenapatsl ¢ YT c ymeHbleHMeM pacxoga eanHuy, aktopa, 3adpMKCMpPOBaHHOM B

13 cayyanx u3 13 y geteit u B 19 cayyasx n3 20 y B3pOC/bIX, NPU 3TOM Pacxobl Ha 1e4eHMe 0CTanmncb
Ha NpeXXHem ypoBHe M60 CHU3UAUCL. MMHUMaNbHbIE OCTAaTOYHbIE YPOBHM HAXOAUAUCHL B Npeaenax
1,8-5,9% vy neteii u 2,3-9,2% y B3pocabIx. TakKe bbina oTmeyeHa ocobas LenecoobpasHoCTb
[AHHOro nepexoga ANA NaLMeEHTOB C 3aTPYAHEHHbIM BEHO3HbIM AOCTYNOM, TaK KaK 3TO NO3BOAAET
[0CTNYb TPebyeMbIX OCTAaTOUHbIX YPOBHEN MPU MEHbBLLIEM KOJIMYECTBE MHBEKLMIA.

B 6onee noapobHOom OTYETE NO 6pUTaHCKOMN 6a3e AaHHbIX cofepyKaTca cBegeHus o 61 nauueHTe,
nepeweaLwem co CBOErO CTaHZAPTHOro nedeHunsa Ha Y. Nx cxembl neyeHUa n rogosble 4acToTbl
KpoBoTeueHuit (M4K) oo v nocne 6blIM NOABEPrHYTbI CPABHEHUIO U OnNybaMKOBaHbl. MeanaHHoe
3HayeHme YacToTbl UHGY3UIt ynano ¢ 3,52 Ao 2,38 unbekuuin/Hea., (-32%); npv atom y 91% naumeHTos
CHM3MNACh YacToTa UHOY3MI. MeanaHHOe KoanyecTso dpakTopa CBEPTbIBaHMA CHM3MAOCH € 5,306 oo
4,620 ME/Hepa, (-12%), yMeHbLUMBLUMCL NO aBCONOTHOMY 3HaYeHuto y 73% nauueHToB. MeanaHHan
'YK cocrtasnana 2 (0-6) ao nepexona u 2 (0-4) nocne nepexoa (CTaTUCTUYECKU HE 3HAYMMO), MPU 3TOM
He 3apUKCMPOBAHO 3HAYMMBbIX U3MEHEHUI B MPONOPLMM MHUNAEHTOB 6e3 KpoBoTeueHui (44% no m
45% nocne cOOTBETCTBEHHO).

B xoze nepBoro aHanu3a 3asepLliéHHoro ucciegosaHua ASPIRE 6b1/10 BbifB/IEHO cieaytollee: obliee
MegmnaHHoe 3HaveHue MK y naumeHToB, HaXo04AWMXCA Ha NPOPUNAKTUYECKOM NeYEHUM NPENAPATOM
rFVIIIFc 9nokTa® (Elocta®), octaBanocb HU3KMM Ha MPOTAMKEHMM BCEro uccrenoBaHus. MNpu aTom
3aPUKCMPOBAHO HY/NEBOE YMC/IO CMOHTAHHbIX CYCTaBHbIX KPOBOTEYEHWUI Y MALMEHTOB BCEX BO3PACTOB
B rpynne MCrbITyeMbIX C MHANBUAYAN3NPOBAHHbIMM A03UpoBKamu. Obwan meamaHHaa M4K atoin
rpynnbl 6bina B npegenax ot 0,49 po 0,66 B pasnnyHbIX BO3PACTHbIX rpynnax, npuyém 92-95%
UCMbITYEMbIX  YBENIMYMAN MO0  COXPAHWUAMU  HEUIMEHHBIMM  UHTEPBANbI  MeEXAY MPUEMOM
NeKapCTBEHHOro cpeAacTBa.




B otuéte ueHTpoB nevyeHuns remodunmm CLUA yKasbiBaetca, 4To M3 15 maumMeHToB C MeaMaHHOM
AnnTenbHocTbo Npuéma AauHoBeinT® (Adynovate®) B aeBATb mecaueB y 9 NauMeHTOB OTMeYHo =1
KPOBOTEYEHUS B TEYEHME WECTU MecALEB A0 nepexoaa. Camoi 4acTol NpuYnHON gas nepexosna 66110
KeNaHWe CoKpaTUTb Yncno MHPy3suii (14 naumeHTos). Mocne nepexoda YactoTa MHY3UI COKpaTMAACh
y 13 nauuMeHTOB, a cymmapHoe HegenbHoe noTpebaeHne dpakTopa CHU3MAOCL Ha 19%. Bocemb (53%)
NaLMeHTOB HEe MMENIM KPOBOTEUYEHMI Nocne nepexoaa, y Tpoux (20%) 6bl1o CNOHTAHHOE cycTaBHOe
KpoBoTeyeHue (Mo CPaBHEHUIO C YETbIPbMA 40 NepekatoyeHus), n ewweé y Tpoux (20%) 6b1amn ToNbKo
HeTAXENble KPOBOTEYEHUS U3-3a TPABM.

B Hosbpe KaHaga u ABCTpanMA CaHKLMOHMPOBAJN MCMOJ/b30BaHMe AAMHOBENT® aAnA nauMeHToB
mnaguwe 12 net c remodunmnent Tuna A, OCHOBbIBAsACb Ha pe3ysbTaTax uccnegosanHui Il ¢asbl. U3 66
NnaLMeHTOB C TAXENON remoduameit A, HaxogawmMxca Ha NPodUNaKTUKe, Y 73% He BO3HWUK/I0 3NN30408
C CYCTaBHbIMW KPOBOTEYEHUAMM, Y 67% HE BO3SHUK/IO 3MM3040B CO CMOHTAaHHbIMU KPOBOTEYEHUAMM, Y
38% B0OOLLE HE ObINO KPOBOTEYEHWUA.

HoBblii nponoHrupoBaHHbiit VIII dpakTop (BIVV001) aHoHcupoBaH AOT

Ha exerogHoit KoHdepeHumun AOl B pekabpe 2018 r. kKomnaHuAa «buosepatms» (Bioverativ)
npeacTaBuaa AaHHble o HoBoMy KoHUeHTpaTy VIl dakTopa, Haxoaawemycs B pa3paboTke. [Mpenapar
BIVVOO1 (rFVIIIFc-VWF-XTEN) aBnsetcs Hosbim VIII dakTtopom ¢ Y, He 3aBucAWMM OT npegena
nepuoga nonysbiBeaeHus, pencreyrowero Ha VIII paktop wm3-3a cBA3bIBaHMA ¢ dakTopom ¢GOH
BunnebpaHarta (PdB). 3To 6bIN0 AOCTUTHYTO 3a CUYET ycuneHua TexHonormm Fc B rFVIIIFc, a Takke 3a
cyéT pobasneHua noauvnentnaos XTEN n coeamHeHuns c¢ aomeHom D’D3 B ¢daktope ¢B. Lllectb
NauMeHTOB, OAHOKPATHO MOAYYMBLUMX HM3KyO 403y (25 ME/kr) npenapata BIVVO0O1,
npoaemoHcTpuposaan YIMM anntenbHocTblo 37,6 Yacos. CpegHAas akTusHocTb VIII dakTopa nocne
OHOKPATHOIro BBeAEHMA HM3KOM A03bl cocTaBnAna 12,2% yepes nsatb AHen u 5,3% yepes cemb gHeN.
Y nepsbiX ABOMX MCMbITYEMbIX U3 KOTOPTbl C BbICOKOW A03UpOBKOM (65 ME/Kr) cpeaHuid ypoBeHb
aktmsHocTM VIII dakTopa coctaBun 39,6% uvepes nATb AHel u 18,5% uepes cemb AHEN, NpU 3TOM
cpegHU nepuog, nonysbiBeAeHWA pasHAncA 43,8 yacam. 3TO A0MKHO MO3BOAWUTb MPOBOAUTD
npodunakTMky remodunmm A ¢ nomolbio BHYyTpMBEHHOro (BB) BBeaeHMa nmpenapaTa ogvH pas B
Hezento.

He3samectutenoHaa Tepanua

Femnnbpa® (asmmumsymab)

Hosbie gaHHble no uccnegosaHmam NIS, HAVEN 3 u 4

KomnaHusa «Pow» (Roche) onyb6amkoBana noaHbii oTYET NO pesynbTatam uccnegosaHua HAVEN 31 I
dasbl, B KoOTopom M3yyanacb npodpunakTuka ¢ nomouwbto Ffemanbpa® (Hemlibra®) (emicizumab) )
(amuumnszymab), BBoanMoro pas B HeZiento AMBO pas B ABe Heaenun naumMeHTam c remodpunmeint Tuna A
6e3 uHrmbutopos FVIII; a Takke oT4éT no uccnegosaHuio HAVEN 4% ¢assi lll, oueHunsatowero
npodunaktmky ¢ nomoupto Femnnbpa®, BBOAMMOro pa3 B YeTblpe Hedenn NauueHTam C
remodunmeit Tuna A c unm 6e3 nruburopos VIl pakropa.

B pamkax HAVEN 3 rpynna B3pocabiXx M rpynna NoApoCTKOB B BO3pacTe OT 12 neT U crapue
NpPOAEMOHCTPUPOBAA CHUXKEHME YMC/Ia KPOBOTEYEHUI, NoTpeboBaBWNX nedeHus, Ha 96% u 97%
COOTBETCTBEHHO MO CPABHEHUIO C NALMEHTAMMU, HE MONYYUBLIMMKU NPOPUAAKTUKN. MATbAECAT WeCTb
NPOLLEHTOB UCMbITYEMbIX HA peXXume BBeAeHMUA pa3 B Heaento 1 60%, nonyyasLunX Nnpenapar pas B ABe

1 Knunnueckoe nccnenosaHme no oLeHKe NPOGUAAKTUKM 3MULM3YMaBboM Mo cPaBHEHMIO C OTCYTCTBUEM NPOGUNAKTUKM Y
naumeHToB ¢ remodunueli A 6e3 uHrnbmtopos (HAVEN 3).

2 ViccnenosaHme No oLeHKe 3bdeKTUBHOCTU, 6e30MacHOCTU, GapMaKOKMHETVKM 1 hapMaKoAMHAMUKM 3MULM3YMaba npu
npuéme pas B 4 Heaenn y naumeHTos ¢ remodpunvenn A (HAVEN 4)




Henenn, He UCMbITanM HU O4HOFO KyNUPOBaHHOFO KPOBOTEYEHUA MO CPAaBHEHMIO C MaUMeHTamu K3
rpynnbl 6e3 NPoPpUNaKTUKK, TAE Y KaXKA0ro Npom3oLLIo XoTa bbl 04HO KpoBOoTeYeHMe, NoTpeboBaBLee
neyenus. Mo cpasHeHuto ¢ npodunaktnkon VIl paktopom ¢ CINM HabnwoaaeTca CHUXKEHME YMcaa
KpoBOTeYeHUl, NoTpeboBaBLUMX evyeHus, Ha 68%.

B pamkax HAVEN 4 B3pocnble U NoApOCTKU B BO3pacTe oT 12 neT 1 ctaplle Kak ¢ Hrnéutopamu FVIII,
TaK U 6e3 HuX, Npu NpoduNaKTMKe npenapaTom Femnmbpa® c pexxumom pas B 4 Heaenm Nokasanu
MmeanaHHyto MK KynnupoBaHHbIX KpoBoTeUYeHN, paBHyto 0,0, npuuém y 56,1% naumneHToB BoobLLE He
6b1/10 KyNMPOBAHHbBIX KPOBOTEYEHN, A Y 90,2% 6bII0 TPU MM MEHEE KYNUPOBAHHbIX KPOBOTEYEHMS.

Mpenapat Ffemnnbpa® 6611 0406peH YnpasieHUMEM MO KOHTPOI Ka4yecTBa NULLEBbIX NPOAYKTOB U
NnekapcTBeHHbIx cpeacts CLUA (FDA) B okTabpe 2018 r. Ana cTaHAAPTHOM NPOGUAAKTUKM C LENbIO
NnpeoTBPALLEHMA UM COKPALLLEHUS KOJIMYECTBA KPOBOTEYEHMIA Y B3POC/bIX U AeTel ¢ remodunmei
A 6e3 uHruburTopos.

Ha koHdepeHumm AOT B 2018 r. gokTtop Maiikn KannaraH (Dr Michael Callaghan) npeacrasmn gaHHble
uccneposaHusa NIS, nposegeHHOro Roche po TOro, Kak NauueHTbl NONYYUAUN leYeHne npenapaTom
Femnnbpa® B pamkax nporpammbl HAVEN. Bbino 3agelictBoBaHo 103 mauueHTa B KoropTte C
UHrMbutopammn n 94 — B rpynne 6e3 MHrM6MTOPOB. B rpynne nayMeHToB ¢ MHIIMBUTOPHOMN dopmoii
CYMMapHO oTmeyeHo 1596 KpoBoTeuyeHuin, U3 KoTopbix 58,7% noTpeboBano neveHus, a 41,3% - He
notpebosano. B rpynne 6e3 nHriMonTopoBs 66110 1456 KpoBOTEUEHUI, M3 KOTOPbIX 86,5% NoTpebosano
neyvenusn, a 13,5% - He noTpeboBano.

MpnuMHbl KpoBOTeYeHul, noTpeboBaBlUMX OCTaHOBKW, B 06eux rpynnax MpUMEpPHO MNOPOBHY
pPasAennanCb MeKAy CMOHTaHHbIMM M TPaBMaTMYECKMMU. KpoBOTeYEeHMA NPU  XMPYPrUYECKUX
BMellaTenbcTBax AM60 nNpu MpoBeAeHMM Mpoueayp He Y4YMTbIBAaAMCb; OAHAKO KapTMHa C
KpPOBOTEYEHUAMU, OCTaBNEeHHbIMM 6e3 fedyeHusa, BbIriAgena COBCEM WHadye. TaK, CMOHTaHHble
KPOBOTEYEHMA CTAanu MPUYMHOMN ABYX TPeTel BCeX KPOBOTEYEHWI, OCTaB/ieHHbIX 6e3 fedeHua y
NauMeHToB C MHIMBUTOPaMK, WU TONbKO TPeTb - Yy NauneHtoB 6e3 MHrMbutopos. TpaBmbl 6bian
NPUYMHOMN KPOBOTEUYEHUIA, OCTABAEHHbIX 6e3 NeYeHns, y 04HON TPETU NALMEHTOB C MHTMBUTOPaAMU U Y
ABYX TpeTei naumeHToB 6e3 UHrMbuTopos. W3 aToro cneayer, 4To B Aa/bHEWWEM MWCCNeA0BaHUA
[OONXKHbl cCO0b6WaTh AaHHble KaK MO KyNMPOBaHHbIM KPOBOTEYEHWUAM, TaK U MO OCTaB/leHHbIM 6e3
nedeHmns. TakKe MOXKET OKa3aTbCA MNOJIe3HbIM UCCeA0BaTb NPOLECC NMPUHATUA PELEHUA O IeYEHUM
KpPOBOTEYEHMA, YTODObI Nydlle NOHATb, KaKMe MMEHHO KPOBOTEUYEHUA OCTaBAAOTCA 6e3 nedyeHnn, u
KaKOBbl NPN 3TOM MOTYT 6bITb 40AFOCPOYHbIE MOCAEACTBUA.

1 ¢espansa 2019 r. KomuteT NO ieKapCTBEHHbIM Mpenapatam AA8 MeAULUHCKOro NpumeHeHus
(Committee for Medicinal Products for Human Use, CHMP) B pamkax EBponeiickoro areHTcTBa
NeKapctBeHHbIX cpeactB (European Medicines Agency, EMA) 00bABMA O MOIOKUTEIBHOM
3aK/Itlo4eHMM No npumeHeHuto Femnunbpa® gna ctaHgapTHOU NPOPUNAKTUKM C/TyHaEB KPOBOTEUEHMIA
y B3pocnbiX U peteit ¢ TAXEnoi dpopmoii remopunmmn A (BpoxKAEHHDbIN aeduuunt daktopa VI,
yposeHb VIl pakTopa <1%) 6e3 nHrmébutopos K ¢pakTtopy VIII.

dutycupaH

AKTyanbHaa nHpopmaums no GutycupaHy

Ha koHdpepeHuun AOI B 2018 r TakKe OblnM nNpeacTaBieHbl HOBble cBefeHMA O (puUTycupaHe
KomnaHuu Sanofi. B ceHTabpe 2017 r. OTKpbITOE AonoaHUTeNbHOE uccaegoBaHue (OLE) 1l ¢asbi
6b1/10 BpEMEHHO NPUOCTAHOBNEHO AJ1A PacCcneoBaHMA ClyYas CMepPTH OT TPomMb03a CUHYyCca TBEPLOMA
Mo3roBoii 060s104KkKn. Tlocne npoBefEHHOro paccnefoBaHUA MPUMEHeHWe ¢uTycupaHa 6blo
npoao/iKeHo B Aekabpe 2017 r. ¢ KOPPEKTMPOBKAMM B MPOTOKO/E MO AENCTBUAM B C/ydae
KPOBOTEYEHUSA U MOHUTOPUHTY Be3onacHocTU. [lo NPUOCTAHOBKM 28 NaLMeHTOB NO/yYanm Ae4yeHune B
TeyeHue nepunoaa Ao 20 mecaues B pamkax |l dasbl uccnegosanua OLE. Mo aaHHbIM Ha MIOHL 2018 T.
Y NaLMEeHTOB, paHee Nosy4aBLnx GUTYCUPaH, aKTUBHOCTb aHTUTpoMbUMHa (AT) yBenmumaacb Bo Bpems
NPUOCTAaHOBKMK. Yepes NAaTb MecALEeB MegMaHHOe NPOoLEHTHOe coaeprkaHue AT ysennumnocb o >60%.




MpensapuTenbHblA aHaIM3 NOCAE0BaTENbHOMO BOCCTaHOBAEHUA ypoBHEN AT C TeHEHMEM BPEMEHM
nokasan nosbllleHne meanaHHomn cymmapHoi MK ¢ 1,43/roa nepea nepepbiBom B Npuéme npenaparta
00 6,07/roa Bo Bpems nepepbiBa. B HacToAwmin MOMeHT nposBoaAaTca uccnegosanusa (ATLAS) Il ¢pasbl
ANs nauMeHToB c remodunveint tuna A u B Kak C MHrMBGUTOpamu, Tak U 6e3 Hux. ATLAS-INH
(NCT03417102) 1 ATLAS-A/B (NCT03417245) op1eHTMpPOBaHbl Ha MaLMeHTOB, NOay4aloWmux seyeHme
no tpebosaHuio, a ATLAS-PPX (NCT03549871) npeaHa3HayeH AN MALUMEHTOB, HaxOAALIMXCA Ha
npodunakTuke.

AKTyanbHasa nipopmauyma no aHT-UNTP BAY1093884
KomnaHua Bayer nepewna Ko |l dase no aHtn-UMNTP BAY1093884 cobcTBEHHOI pa3paboTKu.

[eHHaA TepanuA

AKTyanbHaa MHGOpMaUUA MO KAMHUYECKMM uccaepoBaHuaAm reHHoit tepanum VIl pakropa ¢
NOMOLLbIO BaJIOKTOKOAKEHa poKcanapBoBeka (valoctocogene roxaparvovec) (BMN 270)
Ba/sIOKTOKOAXKEH pPOKCcanapBOBeK MpPOM3BOACTBA KOmNaHuu «buomapuH» (Biomarin), paHee
M3BeCTHbIM Kak BMIN 270, npoLwén yeTbipe KAMHUYECKUX UCCNe0BaHUA NO AedeHuio remodpunmm A.
Bblna uHUUMMpoBaHa nporpamma ¢asbi Il (GENEr8-1 and GENEr8-2), uccneayowan ABa ypoBHS
[,031POBOK.

UccneposaHne GENEr8-1 tenepb byaet BkaoyaTth 130 naumeHTOB, Habop KOTOPbIX Npeanonaraercs
NOJIHOCTbIO 3aBEPLUNTL BO BTOPOM KBapTane 2019 r. Kputepun otbopa ana GENEr8 6yayT HeckonbKo
Cy)KeHbl, 4TODObl COOTBETCTBOBATb KpUTepuamM uccnegosaHus ¢asbl |l; B uccnegoBaHun He byayt
y4yacTBoBaTb NauMeHTbl ¢ BUY nnm nérkoit cteneHbio 3aboneBaHMA nevyeHU. ITO U3mMeHeHue 6bi1o
BHECEHO MO TOW MpPMYMHE, YTO Yy OAHOro naumeHTa Habaganocb YpesmepHoe MOBblWEHUE
pe3ynbTatoB  QYHKUMOHANbHbLIX nNpob nedyenn (PrMM), obycnosneHHoe B3aMMOAENCTBUEM C
npenapatom «3daBupeHL» (efavirenz), KoTopbiit ncnonbsyetca aaa neveHnsa BUY n moxkeT Bbi3biBaTb
TOKCMYECKOE MopaxkeHne neyeHu. [locne cmeHbl npenapaTa  MOBblWeHHble Mokasatenan MM
Hopmanu3oBanucb. B xope wccnepoBaHua nosbiweHuAa MM KynupytoTca cTepongamu Mo
HEeobX04MMOCTH, TaKMM 06pasom MPOOUNAKTUKY CTEPOMAAMU HE BKAOUYMAW M He pobasuan B
npoToKkon. MpodunakTuka crepomaamm npumeHanacb B ucciegosaHmmn ¢assl I/1l u He gana ABHbIX
npPenMyLLeCTB.

B HacToAllee BpemA npoxoauT Havatoe B mae 2018 r. uccnegosaHue ¢asbl I/Il no oueHke
6€30MacHOCTM BaAJIOKTOKOAMKEHA pPOKCanapBoOBeKa Yy MNAUMEHTOB C YiKe CyLLecTBYHOLMUM
MMMYHUTETOM K ageHoaccouumpoBaHHomy Bupycy (AAB) 5.

Mommnmo 3Toro cenyac nayT Asa rnob6asnbHbIX HEUHTEPBEHLUOHHDbIX UCCIeA0BaHUA, OZIHO U3 KOTOPbIX
n3yyaeT ceponpesBaneHTHocTb AAB y naumeHToB C TAXEnon dopmoi remopunum A, a apyroe
onpeaenser UCXO4HbIE XapaKTepUCTUKM remodunum A. ITU Koroptbl O6yayT npurofHbl And
nocnenyoLwero BkAYeHMa B uccnegosanma GENEr8-1 n GENEr8-2.

OcHoBbIBassicb Ha HepaBHO u3gaHHom B CLUA «[lpoekte pekomeHaaumin FDA no reHHow Tepanuu
remoduanm y Yyenoseka», bBMomapuH oxunaaet, 4To AaHHble, Nnoay4deHHble B 2019 roay, NnoTeHUMabHO
MOryT cnocobcTBoBaTh NoJaye 3asfBKM Ha PErncTpaLmio Nno yCKOpPeHHOo npoueaype oaobpeHus Bo
BTOpOM nososuHe 2019 .

Ha KoHrpecce BcemupHoli degepaumm remodunnm B nasro 6bian npeactaBieHbl AaHHble MO
nccneposaHmio GENEr8-1, ceuaeTtensctsylowme 06 ycToMUYMBOM TEHAEHUMM K 3HaUYUTENIbHOMY
COKpPALLEHMIO YMCNa KPOBOTEUYEHUI, ANA NeYeHna KoTopbix noTpebosanocb BeeseHne daktopa VII.
Mpn 3tom Ha 97% cokpaTunacb [YK, OTCYTCTBOBa/NM CMOHTaHHble M MpPeKpaTUIUCb tobble
KpOBOTEYEHMA B CYCTaBbl HA BTOPOM roAy. KauecTtBo XM3HU, KaK NPOAEMOHCTPUPOBAIN U3MEPEHUA C
NOMOLLLbIO ONPOCHMKa «femo» no wectn obnactam (Haemo-Qol-A), ynydwmnnocb Bo Bcex obnacTtsx.




Yepes 104 Hepenun nocne BBeAEHUS CPeAHUM YypoOBeHb aKTMBHOCTU ¢aKktopa VIII y yyacTHMKOB
nccnepgosaHna GENEr8-1 B guanasoHe HOpmbl coctaBnseT 59%, a megmaHHOe 3HayYeHMe MNouTH
COOTBETCTBYET HOPMa/ibHOMY U paBHO 46%.

B nccnepgosaHnm GENEr8-2 TakyKe 6bl10 4OCTUTHYTO 3HAUYUTENIBHOE CHUMKEHME YMCAA KPOBOTEYEHWUI,
notpebosasLwmx BBeaeHUA dpakTopa VlII; 3HaueHune MK cokpatnnock Ha 92%.

B nccneposaHmumn GENEr8-1 cpeaHue yposHU aktusHoctu VIl dakTopa ¢ 20 no 104 Heaento ctabunbHO
YOEPKMBANNCE B HOPMANIbHOM AMana3oHe Uan 6a1M3Ko ¢ HopmaibHOMY. HM y 04HOFO M3 Yy4aCTHUKOB
OH He MpeBbICU/1 BEPXHEN rpaHuubl HOpmbl Ha 104 Hegene (B NPOUEHTHOM BbIPAXKEHUU OT
HOPMa/IbHOTO NMOKa3aTeNss aKTUBHOCTM GpaKTopa B KPOBM).

Yepes 52 Hepenun nocne BBeAEHMA CpesHee U MefMaHHOe 3HAYeHUA YPOBHEN aKTUMBHOCTU daKTopa
VIl B Kposu coctaBnaoT 32%.

AKTyanbHaa MHGOpMaLMA NO KAMHUYECKMM UCNbITaHUAM reHHoi Tepanuu VIl pakTopa c nomouyblo
SPK-8011

MpeactaBneHHble KomnaHuen «Cnapk» (Spark) B uone 2018 r. AaHHble O NpeaBapUTENbHbIX
uccnegosauuax I/ll_dasbl no akcnepumeHTanbHomy npenapaty SPK-8011 npu remodpunum A
npoAeMOHCTPUpOBaan, 4to y Bcex 12 yyactHukoB YK coKpatunace Ha 97% C aHanOrn4YHbIm
COKpaLLeHreMm (Ha 97%) MU (ropgoBot HacToTbl MHGY3NIA).

MepBoHavabHble l0Ka3aTeNbCTBa CTabubHOM aKcnpeccun daktopa VIl 6e3 nageHns ypoBHA naato
6bIAM NONYYEHbI Y ABYX YY4aCTHUKOB B KoropTe 5x10! Br/Kkr, HaxoausLimMxca noa HabnoaeHnem 6onee
oAHoro roga. [jo3o3aBucuman peakuma npoasuaack ¢ yposHem akcnpeccum VIl pakTopa B AManasoHe
16-49% npu cpepHem 3HavyeHUn 30% yepes 12 Hepenb Nocne BBEAEHUA BEKTOPA Y NATU Y4ACTHUKOB B
Koropte 2x10'2 sr/kr. Mo paHHbIM, npeactasneHHbim AOP B pgekabpe 2018 r., 06beKmMusHO
OmMMe4eHO COKpalleHWe KpoBoTeyeHUn - Ha 94%, WHoy3mih - Ha 95%. CemMm yyacTHMKam
notpeboBanocb CTepongHoe sedyeHue TPAHCAMWHUTA (MOBbILWEHHON AKTUBHOCTM MNEYEeHOYHbIX
depmeHTOB). MpKn 3ToM y ABomux U3 HUX aKcnpeccua VIl ¢pakTopa 6bina cepbE3HO yTpadyeHa; Y
OAHOrO M3 3TUX NALMEHTOB YPoBeHb ynan ¢ 29% no <5%. Yto Kacaetca yposHel VIl ¢akTopa no
Bcem 12 nauMeHTam, TO OHW He 6blan nNpeacTaBaeHbl. bblno 06bABAEHO 06 O4HOM CepbE3HOM
HexenaTenbHOM ABneHun (CHA), a UMEHHO: O NOBbIWEHUM YPOBHA MEYEHOYHbIX TPAaHCaMWHa3,
KYNMPOBAaHHOM BHYTPUBEHHbIM U MepopasibHbIM NpUeMom KopTukocteponaos. Oxkunaaetca, uto lli
dasa wuccnegoBaHMin bygeTr NpoxoAnTb € NPOPUNAKTUYECKMM MNPUEMOM CTEpPOMAO0B, YTOObI
n36exaTb TPAHCAMMHUTA N YMEHBLLWUTD €ro NPosiBJAEHKUE.

AKTyanbHaa MHGOPMaLUA N0 KAMHUYECKUM uccnegosaHnam GO-8 reHHou Tepanuu VIl pakTopa
Ha koHdpepeHuun AOT B 2018 r. nokTopom Yoyaapu (Dr Chowdary) 6binu npeacTaBaeHbl AaHHblIE
no KAMHUYECKUM uccnegosaHuam NOy-8 (GO-8) (NCT03001830) B YHuUBepcumemcKom Kosneoxnce
JloHOoHa (UCL).

K HacToAwemy MOMEHTYy B paMKax uccnefoBaHWA O6blavM nposedeHbl 4 naumeHTa. Y AByx
NauMeHTOB M3 rpynnbl cpeaHen 003bl 4OCTUTHYTbI YPOBHU 34% 1 63% COOTBETCTBEHHO. Y TPOUX U3
YeTBepbIX Pa3BUACA TPAHCAMMUHUT, KYNUPOBAHHbLIN cTeponaamn. B nccnegoBaHMm npumeHanca
moanobunumposaHHbin dakTop VI, co3gaHHbIA AN NOBbILEHHOMW 3KCMPECCMU B KAeTKax nevyeHu
nocne pgoctaBkn AAB. Mpu 3Tom npodunakTUYecKUit Npuém CcTepounaoB He npeaoTBpPaTUN
NPUCTYNOB TpaHCaMUHUTA.

AKtyanbHaa nHdpopmauma no uccnegosanuio AJITA (ALTA)

B okTAbpe 2018 r. komnaHusa «CaHramo» (Sangamo) npeacrtaBuna pesynbTaTbl aHaNM3a AaHHbIX
no 6esonacHocTn K appeKTMBHOCTU Npenapata SB-525 npu remopunum A, nosydyeHHble B Xxone
dasbl I/1l B uccnegosanunu Anta (Alta) no wectu naymeHTam, pacnpesenéHHbIM N0 AO03MPOBKaAM
B TPU KOropTbl.
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CornacHo 3ToMy aHanuW3y ucnonb3oBaHuMe SB-525 NpoaemMOHCTPMPOBANO 3aBUCUMMYKO OT A03bl
3bPEKTUBHOCTb BO3A4ENCTBUA Ha YPOBHU BaKTopa B CbIBOPOTKE. B Lenom neyeHne nepeHocmnaoch
yyacTHMKamu xopowo. CHA, cBA3aHHbIX C /Ne4YeHWeMm, He BO3HMKAO, M He noTpeboBanochb
NPOBOANTL TEPAMNMIO C NOCTENEHHbIM CHUMXEHUEM A03bl NePOoPasbHbIX CTEPOUAOB.

Hesasucumblii  KomMuteT no MOHUTOPUHrY 6e30nacHOCTW, OCYLWECTBAAWMA Haa30p 3a
nccnenoBaHUAMU, PEKOMEHAO0BAN MPOAO/KUTL WUCCAEA0BaHWE C MepexoAomM K cheayiollei
noBblLatoLWEen 403UPOBKe.

HauuHatotca uccnepgosaHus «let 8» (Get8)
KomnaHua «Baiiep» (Bayer) npuctynaeT K uccnenoBaHuio Get8: Ha ceroHALIHUMN AeHb yKe
BKOYEHbI M MOAYYUAN AO3UPOBKY ABA NaLMeEHTa.

DoknuHuyeckue uccnegosaHna AMT-180 reHHoW Tepanum npu remoouamm A (c Hanuuuem
MHrM6uTOpPOB M 6Ee3)

Komnanua «HOHMKblop» (UniQure) o6bsiBUNa 0 Hayane AOKANHUYECKUX pa3paboTok npenapata AMT-
180 pna reHHoii Tepanuu npu remodunum A, Kyga OyayT BKAOYEHbI NALMEHTbl, UMelowme
MHIMBUTOPbI ceiiuac AN MMeBLLUMNE UX B NPOLLJIOM.

B nccnepoBaHmMu ucnonb3yetca mogndukauma reHa IX ¢akTopa, CKOHCTPYMPOBAHHOMO TaK, YTOOLI
obolituch 6e3 ¢aktopa VI, nosTomy Ha gaHHOM 3Tane B UCC/lelOBaHWE MAaHUpPYeTcA NpuBaeYb
naumeHToB ¢ remodunmeit A (Kak c MHrMbuUTopamm, Tak u 6es).

AKTYA/IbHAA UH®OPMALUA NO HOBbIM METOAAM NNEYEHUA TEMO®U/TUN «B»

YanuMHEHHbIN nepuoa nonysbiseaeHns (YMNN)

AKTyanbHaa uHpopmaumua No KAUHUYECKUM UCCNeAO0BaHUAM U peasibHble AaHHble O NepeBoge
nauueHToB ¢ ¢pakTopa Xl ¢ CMMN Ha ¢pakTop Xl c YIM: co cTaHAAPTHbIX HA NPOJIOHIMPOBaHHbIE

Y710 KacaeTcAa NpUMeEHEHMA NPONIOHIMPOBAHHbIX NpenapaTos X| pakTopa, TO MEAULIMHCKUI LEHTP ANA
B3pocabIx (6onbHMua «Man aHA Tomac» (Guy and Thomas), HaumoHanbHas cnyxba
34,paBOOXpPaHeHMA) U NeguaTpuuecknin LeHTp (6onbHULa «IBennHa» (Evelina), JToHaoH) 13
BennMKo6pUTaHUM B COBMECTHbIX Te3ucax® pe3toMmnpoBasy onbIiT NepesoAa CBOMX NaLMUEHTOB C
npenaparos CMIM Ha nponoHrMpoBaHHbIe NpenaparTbl. Y BCex BOCbMM NaUUEHTOB ¢ remoduaneii B,
nepeseg&HHbIX Ha npenapaTbl ¢ YN (natb Ha Alprolix®, Tpu Ha Idevion®), ymeHbWNAOCb KONNYECTBO
eguHUL, NnoTpebnsaemoro GpakTopa NpM COXPAHEHMM NPEXKHEN CTOMMOCTU NEYEHUSA USIU €E CHUMKEHUN.
OcTaTo4Hble ypoBHM daKTOpa y AeTeN HAXOAMANCH B AnanasoHe 2,3 - 9,2%, a y B3poC/blx AMana3oH
coctasun 9,3 - 10,3%. Takoi nepesos 6611 0cobeHHO LenecoobpaseH A1a NauMeHTOoB C NI0XUM

BEHO3HbIM AOCTYMNOM, NOCKO/IbKY MO3BO/IMA AOCTUYb HAZAEKHbIX YPOBHEN, HECMOTPSA Ha
YMeHbLUEHHOE KO/INYeCTBO UHPY3UNA.

B cBoem oTuéTte? 06 onbiTe MaccoBoro nepesoaa NauUEHTOB, NOJy4YatoLWmX 3aMeCTUTENIbHYIO
Tepanuio, Ha NPOSIOHIMPOBaHHbI peKOMBUHaHTHbIN daKkTop IX B UpnaHaun, aoKtop JlaBuH

(Dr. Lavin) us 6onbHuubl CB. MaKkoBa (St. James Hospital) coobuaet o nepesoae 28 B3pocC/bIxX
nauneHToOB C MeAMaHHbIM Bo3pacTom 43,6 feT. [1BaaLaTth OAMH NAUMEHT U3 3TOW rpynnbl y3Ke
HaxoAMACcA Ha NpoduUNaKTUYECKOM iedeHunu. Mocie nepeBoda Ha NPOIOHTMPOBaHHbIM Npenapart Bce
nauveHTbl NepeLv Ha peMm NpodunakTUYeckoro fedeHus. Mpu aTom cpeaHan
npodunaxkTMyeckan A03MpPoBKa cokpaTunach ¢ 77,2 ME/kr/Hea,. oo 55,1ME/kr/Hen,. OcTaToUHble

3 Tesuncol M-P-083 (354)
4 Teancol M-P-035 (513)
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yposHu dakTopa IX nosbicnamcsk (c 0,05 ME/mn ao 0,08ME/mn) HecmoTpa Ha ymeHblLeHHOe cpeaHee
notpebneHune IX paktopa. Kpome Toro, y 26 nayMeHTOB NO pe3yibTaTaM OLLEHKU YAYULINAOCH
COCTOAHWE CYCTaBOB C HAMBONbLUIMM MPOrPECCOM B XapaKTEPUCTMUKAX MOXOOKM.

B LUoTtnaHaun oTmedeHbl aHaNornyHble pe3yabTaThbl. 34ecb 11 B3poc/bIX M YeTBEPbLIX AeTeN C
remodunneli B nepesenm Ha NPONOHIMPOBAHHbIE KOHLLEHTPATbl pakTopa (13 - Ha Idelvion® n 2 - Ha
Alprolix®). B uenom octatouHble ypoBHU IX paKTopa 3aperncTpMpoBaHbl B 4ManasoHe

0,05-0,13 ME/mn. Y Bcex nauneHToB (Kpome 04HOro) Ha NPONOHIMPOBAHHbIX NpenapaTax
COKPATMIOCb KOJINYECTBO AHeN ¢ ieyeHnem. Haanume MHBanMAHOCTM COBCEM HE MO3BOIANO0 3TOMY
BbILLUEYNOMAHYTOMY NaLMeEHTY NPOBOANTb NPOPUAAKTUKY CTAaHAAPTHBIMKU NpenapaTamu, ¢
NCNO/Ib30BaHMEM MPOJIOHIMPOBAHHOIO KOHLEHTPaTa paKkTopa NpodMNaKTUKA CTasa BO3MOXKHA.

MepBUYHbIN aHaNN3 3aKOHYEHHOTO nccneaoBaHua “bu-MOHA» (B-YOND) AeMOHCTpUPYeT, uTo y
B3POC/IbIX M NMOAPOCTKOB Ha pPeXUME exeHeae/IbHON NPOodUNAKTUKM NPenapaToM PEKOMBUHAHTHOTO
dakTopa IX (rFIXc) (Alprolix®) meanaHHble 3HaYeHua MYK B cycTaBbl U cnoHTaHHbIX MYK B cycTaBbl
COCTaBWN, COOTBETCTBEHHO, 0,67 1 0,38. MegmaHHoe 3HadyeHue YK B cycTaBbl y neanaTprUyecKkmnx
nauueHToB paBHanock 0,00. Momnmo 3toro, 85% B3pocbix naumeHToB U 93% aeteit nmbo
YBEIMYNAIN NPOAOTIKUTENBHOCTD MEXAY BBEAEHUAMM, MO0 COXPAaHWUIM e€ NPeXKHel BO Bpems
[ONONHUTENBHOTO UCCNef0BaHMA; MPUY 3TOM NPOMENKYTOK MeXAY BBEAEHNAMM [,03bl MOT ANTbCA
no 14 nHen.

AKTyanbHasa nHpopmauusa no IX pakTopy ¢ NOAKOXKHbIM BBEAEHMEM

Ha cBoem KoHrpecce B 2018 r. MexayHapoaHoe obLwecTBo No NU3y4yeHUo TPOMH030B M remocTasa
npeAcTaBWIO AaHHble No AanumuHOHaKory anbda (dalcinonacog alfa (DalcA)), paspabatbiBaemomy
KomnaHuen «Katanuct buocaieHcus» (Catalyst Biosciences). CornacHo foKknaay BBOAUMbINA
noakoxHo (MK) ynydweHHbi ¢pakrop IX (B 22 pasa 6os1ee feNCTBEHHbIN) NOBLICUA YPOBHU daKTopa
IX 0 BepxHel rpaHnupbl Nérkoit popmbl remodunnm (> 30%). Kak NokasbiBatloT AaHHbIe,
HeWTpanusyoLmMe aHTMTeNa (B O4HOM Cayyae - NpexogaLumne), 3aperncTpUpPoBaHHbIE Y ABYX
ABOOPOAHbIX 6paTbeB, HE BCTYNAOT B NEPEKPECTHYHO PEAKLMIO U HE MHTMBMPYIOT dakTop IX agnKoro
T™na.

B HacToAWMA MOMEHT BegeTcA oTOOop WecTn nauneHToB Ha 28-aHeBHOe uccnegosaHune ¢asbl llb no
onpegeneHnio [03MpPoBaHMA MOLKOKHOFO BBeaeHMA. B aekabpe 2018 r. kKomnaHua «Kataamct»
(Catalyst) onybnukoBana pesynbTaTbl BCECTOPOHHEN OLEHKM MMMYHHOrEHHOro pPUCKa npenapaTta
DalcA, cornacHo KOTOpPbIM Y HEro TaKas e HM3Kaa MMMYHHOreHHan cnocobHOCTb, KaK y BeneFIX® ny
ApYrux umetowmxca B npoaake pakropos Xl ankoro Tmna [npupogHoin Gopmbi].

He3samectutenoHaa Tepanua

dutycupaH

ObpaTtutecs K pasgeny «HesamectutenoHas tepanus. dutycupaH».
[eHHaA TepanuA

AKtyanbHaa uHdopmauma no uccnegosaHuio «XOYM Bu FIX» (HOPE B FIX) (reHHaa Tepanusa IX
dakTopa)

B nioHe 2018 r. KomnaHusa «HOHUKblop» (UniQure) BKAOUMNA NepBOro nauMeHTa B CBOe OMOpHOe
KnMHundyeckoe uccneposaHue Il ¢asbi HOPE-B («Xoyn-Bu»), B pamkax KOTOPOro naumeHTam c
remopuanen TAXKENON M cpedHeN CTeneHW NPOBOAMTCA IKCNEePUMEHTaNbHaA reHHaa Tepanus
npenapatom AMT-061, rae Ha ocHoBe AABS BHeapsieTcs BapuaHT pakTopa IX «Magys» (FIX-Padua).
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B nccneposaHne HOPE-B 6yayT BKAOUYeHbl 0K0J10 50 NauMeHToB, KOTOPbIX NPOBEPAT Ha Ha/IMUUE YKe
CYLLECTBYIOLWNX HENTPANM3YIOLWMX aHTUTEN K AABS. Mpn 3TOM NaLMeHTbl C HaIMYMEM TAKOro TUTPA He
byoyT WMCKAOYATbCA M3 UccnenoBaHus. [lapannenbHo ¢ NOAroToBUTENbHOW ¢as3oit onopHoro
nccnepoBaHma HOPE-B komnanua «fOHUKeop» npoBoauT KopoTkyto ¢asy llb gna noarsepkaeHus
[031poBaHus npenapata AMT-061 y naymeHToB ¢ remodunueii B. Ha atom atane uccnegosaHma AMT-
061 — ¢asza llb — Tpém naumeHTam c TaxEnon remodunmeir B 6bino caenaHO OAHOKpaTHoe
BHYTPUBEHHOE BBeAeHMe npenapata AMT-061 B o6béme 2 x 103 ks/kr (kancug, sektopa/Kr).

Yepes wecTtb HeAenb Nocae BBEAEHUA CpeaHUN yPpOBEHb aKTUBHOCTM dakTopa IX y Tpoux naumeHToB
coctasua 31% oT HopmanbHOro. Yepes fecATb HeAeNnb NePBbI NaLMEHT BbIWEN Ha YpoBeHb dpaKkTopa
IX B 37% OT HOpMmanbHOro. Y BTOPOro naumeHTa 3TOT ypoBeHb cocTaBun 23% yepes BoOCEMb Heaesb, a
y Tpetbero — 30% 4yepes wecTb Heaenb nocne BeeaeHMA. HM y Koro U3 naumeHToB He MPOM30LWIO
3HAYUTENIbHOW YTPaTbl aKTUBHOCTU IX haKTOpPa; KPOBOTEUEHMNI HE ObINO OTMEYEHO; 3aMeCTUTENbHOM
Tepanuun GakTopom CBepTbiBaHMA IX TaKKe He NoTpeboBanock. /b y 04HOro nauMeHTa Habaganca
He3HaunTe IbHbIN, 6ECCUMNTOMHbIN NOABEM YPOBHEN HEpPMEHTOB NeYeHu, KOTopblid, 0AHaKO, BbICTPO
npotuen 6e3 Kakoro 6bl TO HU HbINIO NeYeHUs.

AKTyanbHaa nHpopmauma no uccaenoBaHuUIo reHHo Tepanum IX ¢pakTopa c nomoLLbio
dupanakoreHa snanapeoseka (fidanacogene elaparvovec) (SPK-9001)

Ha momeHT npekpaiweHuna cbopa AaHHbIX NO UccAenoBaHuto - 7 masa 2018 r. - KomnaHua «Cnapk»
(Spark) n eé naptHep “Mdaiizep» (Pfizer) npeactasuan unHbopmaumio no 15 nauueHTam,
yyactesosaswum B I/Il dasax uccnegosaHua reHHon Tepanuu. Mo 13 naumeHTam 6bIAN AON0MKEHDI
cTabunbHble ypoBHU dakTopa IX Bbiwe 12 % yepes 12 Heaenb nocne Tepanuu. Y Bcex 15 y4acTHUKOB
'YK cokpatunace Ha 98%, a MU cHusunack Ha 99%.

AKTyanbHaa nHpopmauma no uccaenoBaHuUIo reHHo Tepanum IX ¢pakTopa c nomoLLbio
scAAV2/8-LP1-hFIXco

Ha exkerogHoit KoHdepeHuumn AOT 2018 r. a-p Pelic (Dr. Reiss) npeacTaBun nocneaHue gaHHble
no u3HavyaabHOMY uccnepoBaHuio pA-pa HarBaHu (Nathwani) no reHHoit Tepanuu npwu
remooununu B (boasHuya Polian ®pu / lemckaa uccnedosamensckasa 6onsHuua c8. Uyosi (Royal
Free/ St Jude)), onybnnkosaHHOmMy B «MeguUMHCKOM XypHane HosoW AHrauMu». YpoBeHb
aKcnpeccnmn ¢akTopa IX ocTaérca cTabuibHbIM B TeyeHWe nocseaytowero HabawoaeHus Ha
npotaxeHun 8,6 net. CpegHne ypoBHM dakTopa IX B KOroptax ¢ HM3KOMN, CpesHel U BbICOKOM
0031MPOBKaMM COCTaBUAN, COOTBETCTBEHHO, 1,9; 2,3 1 5,1%.

AKTyanbHaa MHGOpMaLMAa NO UccieaoBaHUIO reHHoU Tepanuu IX ¢pakropa c nomouwbto FLT180a

B xome exkerogHol KoHdepeHumm AOF B 2018 r. npodeccopom HaTtBaHu (Nathwani) 6biau
npeAcTaB/ieHbl NpeaBapuUTe/ibHble AaHHbIe NO HOBOMY FreHoTepaneBTUYeCKOMY UCC/Ief0BaHUI0
«®punaliH» (Freeline) FLT180a. [JBa nauneHTa, Noay4ynslime 03MPOBKY B KOropTe ¢ HAMMEHbLUEN
103001, BbILWAN Ha YPOBHU B 42% 1 49% 6e3 noABNeHUA TPaHCAMWUHNTA; OAHAKO 3TUM NaLUMeHTam
npoBOAMAaCh CTEPOUAHAA NPOdUNAKTUKA.

AKTyanbHasa nHpopmauyma no ucnbitaHuam SB-FIX ¢ pegaktmposaHmem reHoma

KomnaHua «Sangamo Therapeutics» (CaHeamo TepansbomuKkc) obbaABuMia O JieYEHUU NepBOro
naumenta 8 dase I/l KAMHUYECKUX UCNbITaHUI No oueHKe SB-FIX. 3To uccnegosaHue Tepanum ¢
pepaKTUpPOBaHMEM FeHa «UH BUBO» Y MaUMEHTOB ¢ remoduameit B. B oTanume oT npoumx ciyyaes
reHoTepanum c nomouibto AAB npenapat SB-FIX cKOHCTpyMpoBaH C Le/bio TOUHOM M HeobpaTumon
MHTerpauumm reHa ¢akropa IX 8 AHK.




AKTYA/IbHAA UH®OPMALUA O HOBbIX METOAAX IEMEHUA UHTUBUTOPOB

YanuHEHHbIN nepuoa nonysbiseaeHns (YMNN)

AKTyanbHaa nipopmauyma no MarzAA
KomnaHua «KaTtanuct bano» (Catalyst Bio) npeactaBuaa AaHHble MO NPOBOAUMbIM UCCNEA0BaHUAM
npenaparta map3enTtakor aib¢a (aKTMBUpOBaHHDbI) (Marzeptacog alfa (activated) (MarzAA)).

B nccnepoBaHmax € exxeaHeBHbIM MOAKOXHbIM BBeAeHMeM npenapaTa ¢akropa Vila yyactsosanu
[eBATb NAaLUMEHTOB C MeAuaHHbIM 3HadyeHnem MYK = 16,25. MeanaHHas 6MOA0CTYNHOCTb MOAKOXHOI0
npenapara coctasuna 22%, a nepuog ero nonypacnaga pasHanca 13,1 yacam no cpaBHeHuto ¢ 3,9
Yacamu Npuv BHYTPMBEHHOM BBEAEHMW. 33 BPEMA UCCAEO0BaHNA 3apErMcTpMpoBaHa ogHa CMepTb OT
KpoBom3AnAHUA B mo3r. OaHaKo paccnenoBaHMe YCTaHOBMW/IO, YTO OHa bblia Bbi3BaHa HEBbI/IEYEHHOM
y NauMeHTa runepToHMEN U He CBA3aHa C M3y4aeMbIM NpenapaTom.

3aKOH4YEeHO K/IMHUYeCcKoe uccnegosaHue npenapara rFVila-FP
KomnaHua «Cu 3¢ In bepunr» (CSL Behring) 3aBeplunna nccnenosaHue npenapara rFVIla-FP.

He3samectutenobHaa Tepanusa

dutycupaH

Obpatutecb K paspeny «HesamectutenbHaa Tepanua. ®dutycupaH» no remodunum A.
EAMHCTBEHHBIM aoOMo/sHEHMEM cTaHeT uHbopmauua o6 wuccnepgosanuax |l ¢asbl ATLAS-INH
(NCT03417102) ana naymeHTOB € remoduanein A u B, ocCnoXKHEHHOU MHIMBUTOpaMM.

Femnnbpa® (asmmumsymab)

AKTyanbHasa nipopmauyma no uccnegosaHuio HAVEN 2

Mo HOBbIM AaHHbIM 0 xoae uccnegosanna HAVEN 2 (KomnaHua «Pow» (Roche)), npeactaBneHHbIM
Ha exkerogHon KoHdepeHumn AOT B 2018 roay, y 77% peteit (n=65) ¢ MHIMBUTOPaMM NpU Tepanum
npenapaTom pas B HeZesto He 6bl/10 3aperncTpPMpPOBaHO HU OLHOMO KPOBOTEUYEHMA, MOTPebOBaBLLEro
NleyeHus. Pexkum neyeHunsa oanH pas B HeAeto NoKasan CHUKeHMe Ha 99% KoMYecTBa KPOBOTEYEHUN,
noTpeboBaBLWNX JIEYEHUS, MO CPABHEHWUIO C PaHee MPUMEHABLUMMMUCA MNpenapaTamu 06XxogHOoro
nencrtena (NO[) y naumeHToB Ha npodunaktuke (n=15) M no TpebosaHu (N=3); pe3ynbTaThbl
MoJly4eHbl MPU CONOCTABAEHMUM AAHHBIX Y O4HUX U TEX Ke MaLNEHTOB.

Mo Hosol nHdopmaumm y 90% getei ¢ MHIMBUTOPAMM, MONYYABLUMX TEPANUIO OAMH Pa3 B ABe Hegenu
(n=10), n y 60% peTei, nosnyyaBWWX fNe4yeHUe OOMH pa3 B 4yeTblipe Hegenan (n=10), He 6blno
3apPerucTPMpPOBaHO HU OAHOTO KPOBOTEUEHMA, HYXKAABLUEroCA B AedyeHun. lNpu aTom oba pexunma
[03MPOBaHUA NPOAEMOHCTPUPOBAN KAMHUYECKM 3HAUMMbINA YPOBEHb A/1A KOHTPOIA KPOBOTEUYEHUA.

[eHHaA TepanuA

HauuHaloTca KAMHMYECKHne nccnesoBaHMUA HA NOAAX NO reHHO Tepanum remoduaum A ¢
MHrMbuTopamu

KomnaHua «Cnapk» (Spark) nonyuuna paspeweHune ot FDA (YnpaBneHMAa No KOHTPO/O KadyecTsa
NMULEBbIX MPOAYKTOB WM feKapcTBeHHbiX cpeacts CLUA) Ha npenapat SPK-8016 (NCT03734588),
CO34aHHbI Ha ocHoBe AAB cOGCTBEHHOM pPa3pabOTKM U NPeaNOKEHHbIN A8 reHHOW Tepanuu
nauMeHToB ¢ remodomameinr A ¢ UHrMbuTopamu. [aHHble, MosydyeHHble MPU UCCNELOBaHMAX Ha
*KMBOTHbIX, FOBOPAT O TOM, YTO reHHasA Tepanua MOXeT 3anyCTUTb MMMYHOTO/1IEPAaHTHOCTb Y NALMEHTOB
C UHrMbUTOpPamM.
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JoknuHuyeckue uccnegosaHua npenapata AMT-180 ansa reHHoM Tepanuu npu remodunum A (c
MHrnbuTopamu u 6es3)
Ob6paTtuTech K pasaeny o reHHoW Tepanum npu remoouanm A,

FrEHHAA TEPANUA. KOMMEHTAPUU

leHHasa Tepanua CTOMT Ha Mopore BBeAEHUSA B Jie4ebHyl0 NPaKTUKY. KaMHMYecKMe ucnbiTaHusA
CBUAETENbCTBYIOT O MOBbIWEHUN akKTUBHOCTM dpakTopos VIII n IX Ao noyT HOpManbHbIX YPOBHEN, O
COKPALLEHMM KOJIMYECTBA KPOBOTEYEHUIM U O CHUMKEHUWU NOTPEBHOCTU B 3aMeCTUTENbHOM Tepanuu
daktopamu VIl n IX nocne BBeageHWs BEKTOpPOB C nomolibto AAB. Mpu 3TOM XapaKTepuUCTUKK
6€e30MacHOCTM MONIOXKUTE/IbHbIE M B LENoM ynpasasemble. Hactano Bpems, Korga nauMeHTam
NpeAcTOMT 3aZyMaTbCsl O }KU3HM Nocse nepeHoca reHoB. Credyem AU cyumame, Ymo menepo
yesioseK «u3sseyusnca» om eemoguauu? Tpebyerca onpeaenUTbca CO CBOMMM OXKUAAHUAMM,
0CO6EHHO B OTHOLIEHUM YPOBHA PUINYECKOMW aKTUBHOCTM W pPUCKA KPOBOTEYEHWI B Nepuos,
HernocpeACTBEHHO NOCNe NPOBEAEHHOro fedyeHnAa. HecMoTpa Ha TO, YTO, AENCTBUTENbHO, Y TaKMX
nauMeHToB Tenepb 601e3Hb NPOABAAETCA KAMHUYECKM C1abo (NErkuii GeHOoTUN), B OpraHn3me MoXKeT
COXPAHUTLCA MOBBILWEHHbIN PUCK KPOBOTEYEHUI M CYCTaBHbIX MOBPEKAEHUN U3-3a AONTUX NIET KU3HU
C TAXKEénoi remodunmen. 3To NnoTpebyer MHOro NOAXoAa K BeAEHUIO NALMEHTA MO CPABHEHUIO C
60nee TMNUYHBbIMU 60bHbIMU C NErKOI popmoii remodpunmnmn. K obcyaeHN0 HUKeNnepeuyncaeHHbIX
TEeM HY}XHO NPUCTYNaTb B banKalilee Bpems:

e Kak, BeposaTHee BCero, M3MeHUTCA PUCK KPOBOTEUEHUIN? (Hanpumep, BO3MOXKHO, YTO PUCK
KaKMX-TO KPOBOTEUEHWI COXPaHUTCA, AOMYCTUM, NPU TPpaBmMaXx);

C kem (KOHTaKTHbIe Ll,aHHbIE) cneayet O6CV,LI,MTI: BO3MOXHbI€ NON0XUTeJ/ibHble U CNOXKHbIe
3MOUUMNOHAaJIbHbIE NepeXXnBaHuAa B CBA3UN C USMEHEHNEM NPUBbLIYHOIO ie4eHnA remod)vmmm;

Jliobble HeobX0AMMbIE MePbI NPEAOCTOPOXKHOCTH, YUTOEbI n36eXKaTb BEPTUKaNbHOM Nepegaumn
WA nepefaun uyepes OKpyKalowylo cpeay (Hanpumep, npasuabHaa 6apbepHan
KOHTpaLenuusa BO Bpems CeKca A0 TexX Nnop, NOKa BEKTOP He byaeT BbiBedeH U3 OpraHM3ma).

AKTYA/IbHbIE JAHHbIE NO HOBbIM METOAAM JIEYEHUA PEAKUX KOATY/IONATUIA

Y npenaparta «HoBoCaBeH» (Novo Seven®) paclimMpeHa nUUEH3Us, C BKAKYEHUEM TPOMbGacTeHUn
FnaHumaHa

Y npenapata «HosoCaseH» (NovoSeven® RT) komnaHun «Hoso Hopanck» (Novo Nordisk) paclumpeHa
061acTb IMLLEH3MPOBAHHOIO NPUMEHEHUS C NOKa3aHUEM K JleYeHUI0 TpombacteHun MnaHuMaHa,
pedpaKkTepHoOi K TpaHchHy3UM TPOMOBOLMUTAPHON MacChl, KaK y MaUMeHTOB C TPOMBOLMTapHbIMMU
aHTUTEeNaMW, TaK U 6e3 HUX.

MocTmapKeTUHroBble UccneaoBaHMa npenaparta «06usyp» (Obizur®)

PeKomMm6UHaHTHbIN cBUHOI ¢aKTop VIII «06usyp» (Obizur®) KomnaHuu «llaiep» (Shire) 6bin
NnueH3supoBaH B EBpone g/1s neyeHns KPOBOTEYEHUI Y B3POC/bIX C NpUobpeTéHHOMN remodunmein,
BbI3BAHHOM CMOHTAHHbIM Pa3BUTUEM aHTUTEN, WHakTuBMpylowmx ¢aktop VIII. MNepBoHayanbHoe
peleHne bbln0 NPUHATO NOCAe UccnenoBaHMA Ha 28 B3POCbIX NAUMEHTaX.

B xoae ABYX NOCTMapKeTUHroBbIX uccnegosaHmii (NCT02610127 u NCT03199794) 6yayT cobpaHbl
[AaHHbIE C Le/1blo paclunpeHns MHbopmaLmm No NPUMEHEHMIO U A03UPOBaHMIO. B HAaCTOAWMIN MOMEHT
npenapar He IMLEH3MPOBaH AN IeYeHNA HacAeACTBEHHOW remoduanm.




MOJE3HbIE HOBOCTH

Pa3paboTka nHrnéburtopa AMC

AKTUBMpPOBaHHbLIN npoTenH C (AMNC) uyepe3s wuHakTMBauumio ¢akTopa Va paspyllaeT KOMMJEKC,
obpasylounit TpombuMH. HapyluieHne B aTom mexaHu3me (Hanpumep, myTauusa daktopa V fleligeHa)
MoBbIWAET BEPOATHOCTb TPOMOO3a, HO MPW HacneLoBaHUM BMeCTe C remopuaneit OHO NPUBOAUT K
CHUXKEHMUIO KpOBOTeYeHWn. B aTolh cBA3M usbupatenbHoe uMHrMbuposaHue AMNC morno 6bl MMeTb
addeKkT B neyeHun remodpunun. KomnaHma «AncuHtek» (Apcintex) paspabortana unHrnéutop ArMC,
OZHAKO MOKAa He MPUCTYNMAA K KAMHUYECKMM MCCNeaoBaHMUAM, KOTOPbLIX BMOJIHE MOXKHO OXWAATb,
YUYMTbIBAA KOIMYECTBO NOKA3aHW, B TOM YNCNE M peaKue Koarynonatnn. Cheaute 3a HOBOCTAMM.

Nporpamma «MA0 8 (IDO 8) nonyunna cratyc «opdpaHHOro npenaparta» B Espocotose u CLLUA
MNporpamma «UOO 8» (IDO 8) komnavunm «Wporew» (Ildogen) HanpasneHa Ha pa3paboTky
TONIEPOreHHOW K/AETOYHOW Tepanuu gas NaumMeHTOB C MHIMbuTopamu. Takaa KNeTouyHas Tepanus
CTAHeT a/IbTePHATUBOI UHAYKLUN UMMYHHOI TonepaHTHocTn (UUT). KomnaHusa «MgoreH» nonyyuunna
cTaTyc paspaboTtunKka opdaHHoro npenapata B EBpocotose u CLUA.

Mporpecc B 061acTV KNeToYHOM Tepanuu npu remopuanm

MpoekT «lemAKblop» (HemAcure) pa3pabaTtbiBaeT MHHOBALMOHHOE MPEAJ/IOKEHNE O BblAeNeHUKn
K/IeTOK M3 KPOBM NauueHTa ¢ remodunmeit A n nocnegytoweii reHeTUMECKON KoppeKuueit B HUX
dakTopa VIIl. OTKoppeKTUpPOBaHHbIE KNETKM 3aTEM YMHOXKAIOTCA, T.€. BblpalLMBaloTCA B 1abopaTopuu,
a KOrga ux CTaHeT A0CTaTOYHO AN BbipaboTKM agekBaTHoro konndectsa VIl dakTopa, ncnpasneHHble
KNEeTKM BHOBb MepecaXMBaloTCA MaUMEHTYy B MEAMUMHCKOM YCTpOMCTBe, paspaboTaHHOM pgns
TepaneBTUYeckux Knetok (mewouek Cell Pouch™). KneTkn us Takoro MMNAaHTUPOBAHHOIO MeLIOYKa
(MCKyccTBEHHOrO OpraHa) Mo KPOBEHOCHbIM cocygam bOyayT nonagatb B OPraHU3mM MauMeHTa,
obecneunBas HenpepbIBHOE NOCTYNAeHNE U noaaepaHue daktopa VIl Ha ycTounBom ypoBHe. MNoka
pa3paboTKM HaxoaATCA Ha CAaMOM paHHEN cTaguu.

KomnaHua «CurunoH TepanbloTuUKe» (Sigilon Therapeutics) Takxke pa3pabaTbiBaeT aHaNOrUMYHYHO
CTpaTeruio B pamkax csoeit nporpammbi SIG-003.

AOPYIUE HOBOCTU

KomnaHusa «Takepa» (Takeda) npuobpertaer KomnaHuto «Llaiiep» (Shire)

EBponenckuii aHTMMOHOMONbHbIN AMpeKkTopaT oa0bpun nobeny ANOHCKOM dapmaueBTUYECKOM
KomnaHun «Takena» (Takeda) B TeHaepe Ha npuobpeTeHne KomnaHuu «Llaliep» (Shier). Caenka o
MoKyrnke KomnaHum «lLlanep» byaeT 3aBeplueHa nocne o4obpeHns akumMoHepamm ¢ o6emx CTOPOH.




