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OnbIT NpuMeHeHns aMuum3ymaba y geten ¢ remodpoununein A 6e3 uHrnbutopos (FA) B peanbHoit
KIIMHUYECKOW NPaKTUKe Ha TePPUTOPUM HaLLel CTpaHbl HEMHOTOUUCIIEH W NPEACTABIEH ONUCaHWEM
€AVHUYHBIX cnyyaes. Llenb nccnenosaHns — BbINMOMHWTL OLEHKY 3pdEKTUBHOCTM U BesonacHoCTm
NPOOMNaKTUYECKOro NpUMeHeHna aMuum3ymaba y feten ¢ TaenbiM TeyeHmeM A B peanbHoW
KIIMHUYECKOW npakTvke. [poBefeH PeTPOCMEKTUBHBIN aHanM3 faHHbIX MeAULMHCKON LOKYMeHTaLmum
geter ¢ A, nonyyasLUnx 3MULM3yMab B ycnoBusx 9 LeHTPoB Ha TeppuTopun Poccuiickon ®epepaumm.
OueH1Banv CpeaHerofoBbIe NMoKasaTenm YacToTbl KpoBoTeueHuit (MUK), uacToTbl cnoHTanHbIx (MUYCK),
cyctaBHbIx (TYKC) n kKpoBoTeueHmin, TpebyloLLMX AOMOMHUTENBHOrO BBEAEHWS KOHLEHTPaTa dhakTopa
VIl (TYKT), KonnuecTBO rocnnTanmU3aLumii B LIENSX KyNupoBaHuUs KPOBOTEUYEHMIA 10 W NOCTIe Ha3HaYeHs
aMuum3yMaba, a Takxke Hanmume n TAXKECTb HeXenaTeNbHbIX ABMEHW BO BpeMs Tepanuu. [laHHoe
nccnenosaHue He TpeboBano 0gobpeHNs STUUECKUM KOMUTETOM, TaK Kak UCMOJb30BannCh 0606LLEeHHbIe
PEeTPOCNEKTUBHbIE [eNepPCOHN(ULMPOBAHHBIE AAHHbIE, MOMYyYEHHbIE B XOAE PYTUHHOW KIMHUYECKON
npakTuku. NpoBeneHo cpaBHeHWe 3PEKTUBHOCTM 2 PEXMMOB BBeLEHWsA aMuum3yMaba. [lo Havana
neveHns amuumayMabom UK coctasuna 5,38 (95% noseputenbHbiit uutepsan (W) 3,90-7,64), TUCK -
4,16 (95% 0N 2,99-5,94), TUKC - 2,7 (95% 0N 1,87-4,03), a TYKT - 4,8 (95% AN 3,37-7,08).
[Mocne Hayana nevyexuns aMuum3ymabom yacToTa KPOBOTEUEHWI pesko cHuaunack: MYK Ha 93,9%
(95% [OW 88,8-96,7), TUCK Ha 96,9% (95% LM 93,1-98,6), TUKC Ha 96,1% (95% OUN 90,4-98,4%)
n TYKT Ha 95,1% (95% [OM 90,0-97,6). Ha dhoHe neueHunsi aMMUM3yMaboM yacToTa KpOBOTEUEHMIA,
noTpeBoBaBLUMX rocnMTanusaumm, cHuaunacs ¢ 1,58 (95% AW 0,98-2,68) mo 0,04 (0,01-0,10), uto
cocTaeuno 97,6% (95% [N 91,1-99,4). MeanaHa piMTenbHOCTY HabMIOAEHNS! MaLMEHTOB, MOJTy4YaBLUMX
nevenve aMuumayMaboM, coctasurna 15,5 Mec (pasbpoc 9-29 Mec). Mpu cpaBHeHUM aHHyanM3poBaHHbIX
YaCTOT KPOBOTEUEHWIA Y MaLIMEHTOB, NOyYaBLUMX MPOCOMNaKTMYECKNE BBEAECHWS IMMLIM3yMaba B pexxume
3 Mr/kr 1 pas/2 Hepu 1,5 Mr/kr 1 pas/Heq, CTaTUCTUUECKM LOCTOBEPHBIX Pa3nnUmMii NOsTyYeHo He Bbino.
B peanbHOI KNMMHUYECKO NpaKTUKe NpUMeHeHne aMmnumaymaba y fietelt ¢ ['A NpuBeso K BbipaKeHHOMY
1 6e30MacHOMY CHUMKEHMIO BCEX 3MM30[0B KpoBOTeueHui bonee ueM Ha 90% BHe 3aBMCUMOCTM OT
NMPUMEHSAEMOrO PEXMMA BBELEHUN.
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In our country, the use of emicizumab in children with hemophilia A without inhibitors (HA) in the real-world clinical setting
is limited and is available only as few individual case reports. Our aim was to evaluate the effectiveness and safety of the
prophylactic use of emicizumab in children with severe HA in the real-world clinical setting. We conducted a retrospective
analysis of medical records of children with HA who had received emicizumab at 9 centers based in the Russian Federation.
We assessed the annualized bleeding rate (ABR), annualized spontaneous bleeding rate (ASBR), annualized joint bleeding rate
(AJBR), annualized bleeding rate for bleeding episodes that required additional treatment with FVIIl concentrate (ABRRT) and the
number of hospital admissions for bleeding both before and after the treatment with emicizumab, as well as the occurrence and
severity of adverse events during the therapy. Ethics committee approval was not required for this study because it involved the
use of aggregated retrospective data from routine clinical practice that were fully anonymized. Two emicizumab administration
regimens were compared with regard to their effectiveness. Before the treatment with emicizumab, ABR was 5.38 (95%
confidence interval (Cl) 3.90-7.64), ASBR - 4.16 (95% Cl 2.99-5.94), AJBR — 2.7 (95% CI 1.87-4.03), and ABRRT — 4.8 (95%
Cl 3.37-7.08). After the initiation of the treatment with emicizumab, the bleeding rate plummeted: ABR decreased by 93.9%
(95% Cl 88.8-96.7), ASBR — by 96.9% (95% Cl 93.1-98.6), AJBR — by 96.1% (95% CI 90.4-98.4%) and ABRRT - by 95.1% (95%
Cl 90.0-97.6). During the treatment with emicizumab, the rate of bleeding episodes that required hospital admission decreased
from 1.58 (95% Cl 0.98-2.68) to 0.04 (0.01-0.10), which amounted to 97.6% (95% Cl 91.1-99.4). The median follow-up time
for the patients treated with emicizumab was 15.5 months (range 9-29 months). When comparing the annualized bleeding
rates in the groups of the patients who were preventively treated with emicizumab at doses of 3 mg/kg (administered once
every 2 weeks) and 1.5 mg/kg (once per week), we didn't find any statistically significant differences. In the real-world clinical
setting, the use of emicizumab in the children with HA led to a significant reduction in all bleeding episodes (by more than 90%),

regardless of the administration regimen.
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nocnegHue roabl Habnopaetca OypHbIA pocT

BO3MOXHOCTel Tepanuu remodounuu A (IA)

W, COOTBETCTBEHHO, YMEHbLLEHNE KONUYyecTBa
KPOBOTEYEHUW U YNyULLEHWE KauyeCcTBa XM3HWU nauu-
EHTOB C [aHHbIM AMarHosoM [1, 2]. Ha paHHbiii MOMEHT
LOCTYMHbI pasfnyHble BUAbl KOHLEHTpaToB hakTopa
cseptbiBanua VI (FVII), B TOM uncne ¢ yANUHEHHbIM
NMepuMoioM MONyBbIBELEHUS, aKTUBHO MPOBOASATCSH
KIMHUYECKMe UCnbITaHus reHHoit Tepanuu [1]. OgHako
0aneKko He BeCb CMEKTP ONuUMIA OOCTYNeH Ans nauu-
eHToB B Bo3pacTe Mnaawe 18 net [3]. MNposeneHne
3aMeCTUTENbHOW Tepanuu 1 NpodUNaKkTUKK y AeTew c
A, ocobeHHO MnafLlero Bo3pacTa, OCnoxHeHo bonee
KOPOTKMM MEPUOLOM MONYyBbIBELEHWUS KOHLEHTPATOB
FVIII, obycnoenuealowmnmM HeobXoAMMOCTb B YacTbIX
BHYTPUBEHHbIX UHADY3NUAX, @ TaKKe TPYLHOCTAMM B
obecneyeHMn NOCTOSIHHOrO BEHO3HOrO JOCTYyMa, YTo
onpepensieT nNpobnemMbl M 3a4acTyio HEBO3MOXHOCTb
CaMOCTOATESbHO MPOBOAUTL MHbEKUMK npenapaTa [1,
4]. Becb 3TOT KOMMIIEKC NPobrieM NPUBOANUT K CHUSKEHMIO
MPUBEPXKEHHOCTMN TEPaANUM JAaHHON rPYNMbl MaLMEHTOB W,
CrnefoBaTenbHO, K BomnbLLEMY KONIMUYECTBY KPOBOTEYEHMI
[1, 5]. OOHMM M3 OTKPBLITUIA MOCMEAHUX NET ABWUIOCH
BHELPEHWE B KITMHWUYECKYIO NPaKTWKy Tepanuun pekoMou-
HaHTHbIM M'YMaHU3UpOBaHHbIM BucneundmyeckuM MoHo-
KSIOHasIbHbIM @HTUTESIOM 3MULM3YMab, KOTOpPOe BBOAUTCA
noakoxHo oT 1 pasa B Hepento oo 1 pasa B 4 Hed. Mexa-
HW3M ero AefCTBUS 3aKII0YaeTCs B CBA3bIBAHUM aKTUBM-
poBaHHoro FIX n FX, nmMnTtupys Takum obpasom dpyHKLMIO
otcyTtcTayiowero FVIII [6, 7]. OanHbiit npenapat npume-
HAeTca yske Bbonee 7 neT U, NO LaHHbIM KIMHUYECKUX
UCMNbITAHUM U NOCNERYIOLLINX UCCIIef0BaHWM, NMOKa3bIBAET
3HaAUMTESIbHOE CHUKEHWE KONMYEeCTBA KPOBOTEUEHWIA Npy
["A KaK y B3pOCION KOrOpTbl MaLMEHTOB, Tak 1 B AETCKOWM
nonynsumn [7-9]. B Poccuitickoit degepaumnmn aMuum-
3ymab 3apeructpupoBaH B 2018 r., BknoueH B Haumo-
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HamnbHble KITIMHNYECKWE PEKOMEHAAUMN MO AMarHOCTUKe
M NIeYEHUI0 reMoOUNNM U paspeLLEH K NMPUMEHEHUIO Y
NaLMEHTOB C TAXESION, CPEOHETSKENON U UHTMBUTOPHON
chopmoii A, Takxke BxoauT B [epeyeHb «14 Bbicoko3a-
TpaTHbIX Ho30m0orKit> [10]. [laHHbIi NpenapaTt akTUBHO K
LUMPOKO MCMOSb3yeTCA Ha TEPPUTOPUM HALLIEN CTPaHBbl,
oAHako nybnukauuin nNpeAacTaBneHO KpanHe Mano, B
OCHOBHOM OMNWCaHbl KITMHUYECKMNE ClyYan NPUMEHEHMS
naHHoro npenaparta [11-16]. B 2022 r. 6bina onybnmko-
BaHa CTaTbsl O AaHHbIX MO MPUMEHEHMIO 3MULM3yMaba y
neTew ¢ uHrMbutopHow chopmoin A B peanbHOM KIMHU-
YECKOWM NpaKTUKe, MPOAEMOHCTPUPOBABLUAs NPeKpacHbIe
pesynbTaTtbl B BUAE CTAaTUCTUYECKU 3HAYMMOIO YMEHb-
LLIEHWs BCEX BUAOB reMopparnyeckmx anunsonos [5].

Llenbio paHHOro uccnepoBaHus SBNAETCA OLEHKa
3dhdekTnBHOCTH 1 Be3onacHOCTU NPOGIUNAKTUYECKOTO
NpUMeHeHus aMuum3yMaba y geTein ¢ TAXenbiM Teue-
Huem "'A 6e3 nHrnbutopos.

MATEPUAIbI U METO[1bl UCCJIELOBAHUA

MccnepoBaHMe HOCUMNO pPETPOCMNEKTUBHbLIN
XapakTep U npenctaBnsano coboi MHOMOLEHTPOBbIV
aHanu3 JaHHbIX MeLULMHCKON OOKYMeHTauun feTen C
Tskenon A, koTopbiM Bbina HasHaueHa NpodunakTu-
ueckas Tepanusi nMpenapaToM amMuumsymMab (Femnnbpa,
®. XopdpmanH-IIa Pow ta., Lseinuapus). Bbinm
cobpaHbl ¥ NpoaHanu3vpoBaHbl AaHHble O BO3pacTe
nebiota 3aboneBaHusi, NPOSBNEHNAX KPOBOTOUMBOCTH
Ha MOMEHT Hayana Tepanuu 3aMMuUM3yMaboMm, a Takxke
OaHHble O BUAE NpedLlecTByloLLen Tepanuu. [Ins oLeHKn
3 heKTMBHOCTM BbINKU MCNONb30BaHbI CPEAHErOf0BbIE
nokasaTenu YyacToTbl KposoTeyeHwuit (MTYK), yacToTbl
cnoHTaHHbix (FTYCK), cyctasHbix (FTYKC) u Kposo-
TeuyeHui, TpebylLWmnX LONOMHUTENBHONO BBEAEHUS
KoHueHTpaTa FVIII (TYKT) no v nocne Havana npodou-
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NaKTUuYeckux BeefieHn npenapata. YK bBbina paccumn-
TaHa C UCNOMb30BaHWEM OTpULaTENbHON BUHOMMANLHON
perpeccumn co cMeLleHneM, YTobbl yyecTb pasfnnyHoe
BpeMs HabniogeHns nocne Havana nevenus. [Jo Tepanuu
3MMUM3YMaboM KONMUUECTBO KPOBOTEYEHUI OLEHMBA-
nocb 3a npeplecTeyome 12 mec. Hanmume un TskecTb
HeenaTesbHbIX ABMEHWI BO BPEMSA Tepanuu oLeHUBanm
Ha OCHOBaHWW 3anucen B MeOULIMHCKOW QOKYMEHTaLuN.
KonunyecTBeHHblE faHHble NpencTaBlieHbl MefMaHaMu u
MEKKBapTUITbHLIM pasMaxoM (MKP) unu, ecnm ykasaHo,
pa3bpocoM. AHanu3 NpoBOAMIICA C UCMOMb30BAaHUEM
nporpamMmHoro obecnevenuns R 4.0.2 (R Foundation
for Statistical Computing, BeHa, AscTpus). JaHHoe
uccneposaHue He Tpebosano ofobpeHns 3TUYECKUM
KOMUTETOM, TaK Kak ucnonb3oBanucb 0606LieHHbIe
PeTpoCneKTBHbIe AenepCoOHNULMPOBaHHbIE AaHHbIe,
MOMYYEHHbIE B XOAE PYTUHHOW KITMHNYECKOW NMPaKTUKK.

PE3YJIbTATbl UCCJTIENOBAHUA

B nccnepnoBaHwve BkoYeHb! faHHble 50 ManbyumkoB
C HacnepcTeeHHon ['A; KoTopbIM NpoBoamnach npodu-
naKTUYecKas Tepanust aMULKM3yMaboM B 9 permoHasbHbIX
LeHTpax Ha Tepputopum Poccuiickon depepauum.
MepnunaHa Bo3pacTa Ha MOMEHT Havasa Tepanuv SMuLmn-
3yMabom coctasuna 7 net 6 Mecaues (MKP ot 4 net
11 Mecsues o 11 net 2 Mecsues). Ha MOMeHT anarHo-
CTUKM y BCEeX nauueHTOoB bblna 3aperMcTpupoBaHa
Tawenas remocounus (FVII < 1%), npu 3ToM y 6onbLIMH-
cTBa — 36 (72%) nauneHToB — AMarHo3 Bbif yCTaHOBIIEH
Ha nepBoM rofy *u3Hu. OTAroLleHHbI no A ceMelHbIn
aHaMHes bbin BbisieneH y 29 (58%) naumeHTos.

[o nepesopa Ha npodmnakTUUYeCKNe BBEOEHUS
aMuumsyMaba 4 (8%) nauueHTa nonyyanu 3aMecTu-
TENbHYIO Tepanuio KoHueHTpaToM FVIII B pexnme «no
TpeboBaHMO» B CBSA3U C OTCYTCTBMEM CTabunbHOro
BEHO3HOro gocTyna, a 46 (92%) — B pexumMe npodon-
nakTuku. Cpean naumeHToB, NonyyYyaBLUNX Npodouiak-
Tndyeckoe neyerune, 35 (76%) netam seogunu npenapar
B pa3oBoit nose 40 ME/kr u Gonee u 25 (54,5%) — B
pa3oBsoi nose 50 ME/kr u bonee. Mpu aHanuse pesnMa
NpodUNaKTUUYECKUX BBEAEHMWI BbINO BbISBMEHO, YTO 36
(78%) naumeHTOB Nofyyanu BBeAeHUs He MeHee 3 pas
B Hemenio, a 14 (30%) naunerTaM Tpebosanuck Gonee
yacTble BBeaeHUs (Yepes aeHb U yaLue). MpodmnakTnue-
CKMI pesknM Hapyluancsa B 13 (28%) criydasx, npu 3ToM
Havbornee YacToW NpUYMHOM HapyLLeHWs Bbinn HepocTa-
TouHas adpdpekTuBHOCTL Tepanuu (7 u3 13 naumeHToB)
1 OTCYTCTBME CTabMNbHOro BeHo3Horo foctyna (5 us 13
naumeHToB). B LefioM faHHbIe MPUUMHBI SABMSNIMCL OCHOB-
HbIMW MPU PeLLEHUN BONPOCa O NEPEBOAE MaLMEHTOB Ha
Tepanuio amMuumM3ymabom (22 v 18 naumeHToB COOTBET-
CTBEHHO).

Mpu pacuyeTe aHHyanu3MpoBaHHbIX MoKasaTese
4aCTOTbl KPOBOTEUEHUI BbISI0 BbIABIEHO, YTO A0 Havana

npodunakTuyeckon Ttepanum amuumsymabom YK
cocTasuna 5,38 (95% nosepuTenbHbiid MHTepean (ON)
3,90-7,64) snusopa, npu 3TOM BOMbLWWHCTBO
M3 HUX HOCUINM CMOHTaHHbIN XxapakTep (MUYCK
4,16 (95% OM 2,99-5,94) anusopa) u Tpebosanu
pononHuTenbHoro BeefeHus FVII (FTYKT 4,8 (95%
On 3,37-7,08) anusona). T'YKC no nepesopma nauu-
EHTOB Ha Tepanuio 3MuumsymaboM cocTaBuna
2,7 (95% [OW 1,87-4,03) anusopna B rof, npu 3TOM
32 (64%) naumeHTa ysKe UMENU CyCTaBbl-MULLIEHW, U3
HUX y 25 peTelt Bbinm nopakeHbl 2 cycTasa v bonee.

Y 5 (10%) naumeHToB 0TMeuancs xoTs bbl 1 anu3og
MMU3HEYTPOXAIOLLMX KPOBOTEUEHMI, TAKUX KaK BHYTPU-
ueperHble KpoBoTeueHus (n = 4), pasnuTas reMaToMa
wew (n = 1), koTopble noTpeboBanu rocnuTanuaaumm,
NMpPOBEAEHUA MAaCCMBHON reMOCTaTUYECKON U FeMOTPaHC-
doy3noHHOM Tepanuu.

Ha doHe 3amecTutencHow npocmnaktukm FVIII
22 (44%) naumneHTa Hyskaanuch xoTa bbl B OOHOM roCu-
Tanusauuu Ons KynvpoBaHWA KpoBoTeuyeHui, 19 w3
KOTOpbIX BbINK NOBTOPHLIMU. MeaunaHa obLien pnutens-
HOCTM BCex rocnuTtanusaumii coctasuna 27,5 (MKP
17,5-31,8) nHa. [Ba nauuMeHTa U3 aHanusnpyemoi
KoropTbl rocnutanuauposanucek 10 n 12 pas 3a rog,
NpeaLIecTBOBaBLUMIA HaYany Tepanuu aMMum3yMabom, m
cyMMapHo nposenu B ctauunoHape 40 u 50 gHen cooT-
BETCTBEHHO.

Takum obpasom, BONbLIMHCTBO MaUMEHTOB nepen
HayanoM Tepanuu aMuumsymaboMm umenu Tsxenoe
TeyeHne A, Tpebylowlee npoBefeHUss BbICOKOLO-
30BOV 3aMeCTUTEeNbHOW NPOUITaKTUKK, MPUYEM
6onee Tpetu (18 u3 50; 36%) umenu npobnembl ¢
BEHO3HbIM [OCTYNOM, a 'y 22 (44%) naumeHTOB NPOBO-
OMMas 3aMecTuTenbHaa Tepanusa Obina pacueHeHa
KaK HuskoadpdekTueHas, 10 (20%) peteit Tpebosanu
MOBTOPHbIX FOCMMTaNM3aunMin B LENAX KynMpoBaHUs
KPOBOTEYEHUI.

[Mocne 4 HarpysouHbix 003 BOMbWIMHCTBO nauu-
eHTOoB (31 13 50; 62%) nonyyanu aM1UM3yMab B pesknMe
3 Mr/kr 1 pa3 B 2 Hep. ExeHenenbHoe NopKoxHoe
BBefeHWe npenapaTa B fo3e 1,5 Mr/kr npoBoaunoch
19 (38%) nauueHTam. MeguaHa LnuTenbHoCTH Habnio-
LEeHWA [eTel, NofyyaBLINX JleyeHne aMuumnsymabom,
cocrtasuna 15,5 mec (pasbpoc 9-29 mec).

Ha d¢oHe Tepanuum amuumsymabom y Bcex 6es
WCKJTIOYEHNA nauneHToB Habniopanocb 3Hauumoe
CHUSKEHWe uncna KpoBoTeueHuin (pucyHok, Tabnmua).

Mocne Hauana neyexus saMuumsymabom vacTtoTa
KpOBOTeUeHUit pe3ko cHuaunack: MK Ha 93,9% (95% AN
88,8-96,7), TUCK Ha 96,9% (95% OM 93,1-98,6), TUKC
Ha 96,1% (95% OW 90,4-98,4) n TYKT Ha 95,1% (95%
[N 90,0-97,6). KpoMe Toro, Bbina nposefeHa oLeHKa
yucna nauneHToB B6e3 KPOBOTEUEHMI U C 3 KPOBOTEYEe-
HUSIMW U MeHee 10 Hayana Tepanuu 1 Ha hoHe NeYeHus
aMuum3ymabom (Tabrmua).
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Mpv cpaBHEHWMM aHHYaIM3MPOBaHHbIX 4acToT
KPOBOTEUEHUI Y NaLUMeHTOB, MoJflyyaBLUMX Npodomnak-
TWUECKUe BBEAeHUA aMuuM3yMaba B peskume 3 Mr/kr
1 pas B 2 Hea v 1,5 Mr/kr 1 pas B He@enio, CTaTUCTK-
YeCKM OOCTOBEPHBIX Pa3nuuMin nomyyeHo He 6bino. Mo
pesynbTaTaM onpoca feTel U Ux ponuTenen, Hanpas-
NTEHHOrO Ha OLEHKY YLOBNETBOPEHHOCTY BULOM TEPANuu,
Tonbko 1 13 50 nauneHToB He BbiN yBEPEH B MPEBOCXOM-

PucyHok

AHHyanuavpoBaHble 4acTOTbl KPOBOTEUEHWUI Y NaLu-
EHTOB [10 X NOCSe Ha3HaYeHNs NPOCPUIIAKTUYECKOT O
neyeHns aMmum3yMabom

Figure

Annualized bleeding rates before and after emicizumab
prophylaxis

ABR — annualized bleeding rate; ASBR — annualized spontaneous
bleeding rate; AJBR — annualized joint bleeding rate; ABRRT — annu-
alized rate of bleeding episodes requiring additional therapy; Cl -
confidence interval

[ rrdmeii s pr o i e rpudeas e sempcyeGo

Tabnuua

CTBe NleYeHns aMMum3yMaboMm. HeskenaTtenbHbIx ABMEHUN
Ha d)oHe NpUMeHeHNs aMULUM3yMaba 3aperncTpupoBaHo
He 6bis10.

OTpenbHO BbINMM paccMOTPEHbl NPUYMHBI FocnuTa-
nM3aumnii NauMeHTOB NOCMe Havyana Tepanuu aMuumn-
3ymabom. Ha dhoHe npodmnakTnuyeckux BBEAEHWUM
aMuumnsymaba bbino 3apeructpupoBaHo 3 anusona
rocnuTanusauuin B LenAxX KynupoBaHWA KpoBOTe-
UeHwWit: opMH anuson anuncsa 1 aeHb (nokanusaums
KpOBOTEUeHUs He yKasaHa), BTopoi — 5 aHeit (B cBssK
c reMatypueit), Tpetuit — 10 gHel (B CBA3K C OTKPLITOM
YepenHo-MO3roBoi TPaBMOW, NEPESIOMOM KOCTeN CBOAA
yepena, yLIMBOM FONOBHOrO MO3ra CpegHen CTerneHu
TAECTM, OCMOMKHUBLLUMXCS NHeBMoLedanuei). Takum
obpas3omM, Ha hboHe neuveHns ammumsymabom uvacTtoTa
KpoBOTeYeHun, noTpeboBaBLUMX FOCNUTanMsauum,
cHuaunacs ¢ 1,58 (95% M 0,98-2,68) no 0,04 (95% OU
0,01-0,10), yto cocTtasuno 97,6% (95% AN 91,1-99,4).

OBCYXXIEHUE PE3YJIbTATOB UCCITELOBAHUA

MpencTaBneHHble pesynbTaTbl ABMAAIOTCA NEPBbIM
MHOIOLIEHTPOBbLIM UCC/IEA0BAHNEM MO MPUMEHEHUIO
3Muum3yMaba B 1eTCKOM KoropTe naumeHToB ¢ A Bes
MHIMBMTOPOB B peanbHOM KIIMHWYECKOW MpaKTUKe Ha
TeppuTopun Poccuitickon ®Pepepaunun. PesynbTathbl
OEMOHCTPUPYIOT NpeKpacHylo adheKTUBHOCTb npena-

OueHka uncna nauneHToB B6e3 KPOBOTEUYEHU U C 3 KPOBOTEUEHMSIMU U MEHee 10 Hauana Tepanuu 1 Ha choHe neve-

HWS 3MULIM3yMabom
Table

Evaluation of the number of patients without bleeding episodes and with < 3 bleeding episodes before and during treatment

with emicizumab

MNapametp
Parameter

llo Hauana Tepanuu amMmuusymabom Ha choHe Tepanumu sMuumsymMabom
Before emicizumab treatment

During emicizumab treatment

Bce kposoTeyeHus
All bleeding episodes

MauvneHTbl 6e3 kposoTeueHni, % (95% OUN) 28 (17,5-41,7) 72 (58,3-82,5)
Patients without bleeding episodes, % (95% Cl)

MaumeHTbl ¢ < 3 KpoBoTeueHuaMH, % (95% ON) 48 (34,8-61,5) 96 (86,5-98,9)
Patients with < 3 bleeding episodes, % (95% Cl)

CroHTaHHbIE KPOBOTEYEHHS!
Spontaneous bleeding episodes

MaumeHTbl 6e3 kposoTeueHni, % (95% M) 28 (17,5-41,7) 92 (81,2-96,8)
Patients without bleeding episodes, % (95% CI)

MaumeHTbl ¢ < 3 KpoBoTeueHuaM, % (95% ON) 56 (42,3-68,8) 98 (89,5-99,9)
Patients with < 3 bleeding episodes, % (95% Cl)

KpoBoTeueHus, notpeboBaBLune gononHuTensHoro BeegeHus FVIII
Bleeding episodes requiring additional treatment with FVIII

MauneHTbl 6e3 KposoTeueHn, % (95% OMN) 28 (17,5-41,7) 80 (67,0-88,8)
Patients without bleeding episodes, % (95% CI)

MaumeHTbl ¢ < 3 KpoBoTeueHusMu, % (95% ON) 56 (42,3-68,8) 96 (86,5-98,9)
Patients with < 3 bleeding episodes, % (95% CI)

["emapTpo3bl
Joint bleeding episodes

MauveHTbl 6e3 KpoBoTeueHnH, % (95% OUN) 34 (22,4-47,8) 92 (81,2-96,8)
Patients without bleeding episodes, % (95% Cl)

MaumeHTbl ¢ < 3 KpoBoTeueHuaMH, % (95% ON) 72 (58,3-82,5) 100 (92,9-100)
Patients with < 3 bleeding episodes, % (95% CI)

locnuTanusaumm no pakTy KpOBOTEUEHMS
Bleeding-related hospital admissions

MauneHTbl, He HyskpaloLwmecs B rocrtanusaunm, % (95% A1) 56 (42,3-68,8) 94 (83,8-97,9)
Patients not requiring hospital admission, % (95% Cl)

MaumenTsl ¢ < 3 rocnutanusaumamu, % (95% OU) 82 (69,2-90,2) 100 (92,9-100)

Patients requiring < 3 hospital admissions, % (95% Cl)
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paTa Afns NauvMeHToB AaHHOM rpynnbl. B KNnHMYeckmx
ucnoitanmax HAVEN He Bbin0 oToenbHOro npoTokona
nccnenoBaHna 3P PEKTUBHOCTM U 6e30MacHOCTH
amMuumsymaba y peteit ¢ A 6e3 uHrubutopos [8]. B nute-
paType MOXHO HaTW HECKOMbKO KITMHUYECKMX UCCIeno-
BaHWii, HanpuMep, B AnoHum, CLUA, MFepmanumn [17-19].
B Halwel e KoropTe nauueHToB BbiNo NpeacTaBfieHo
BHYyLUMTeSIbHOE unciio — 50 YenoBek C MOATBEPKAEHHOM
Taxkenon A, lNpu 3ToM nopasnsiowee 60AbLMHCTBO
naumeHTos (> 90%) HaxoAMNMCh Ha NPOOUNAKTUYECKOM
Tepanuu KoHLUeHTpaToM hakTopa B afeKBaTHOM [03e
(76% 6onee 40 ME/Kkr 3 pa3sa B Hefenio), 1 HeCMOTPS Ha
aT10 'YK coctasuna 5,38 anusopa, MCK — 4,16 anusoga,
FUKT — 4,8 anusopa. MNpepcTtaBneHHble pesynbTaThl
HEBO3MOKHO NPU3HATH YCMELUHbIMU, U OHU He OTBeYaloT
3asBfeHHoN Lenu BecemupHon depepaumm remochmnum
MO [OCTMMKEHWIO MOSTHOrO OTCYTCTBUSI KPOBOTEYEHWN
[20]. Takske nonyyeHbl gaHHble 0 HamMuuu Bonee yem
y MOJSIOBUHbI leTel CyCTaBOB-MWLLEHeN Npu MenuaHe
BO3pacTa 7 NeT M caMoro B3pocrioro Manbuunka 12 ner.
Bce 3Tu paHHble roBOPAT 0 HepoCcTaTouHOM 3adhdek-
TMBHOCTU npefLwecTByolen hakTOpHON Tepanuu.
Takske He cTouT 3abbIBaTh, UTO AIF HEKOTOPbIX MaLun-
EHTOB Mepexof Ha MOAKOMXHbIA MpenapaT COCTosAsCS
B CBA3M C TPYAHOCTSAIMU C obecrneyeHMeM BEHO3HOIO
poctyna. lpu npuMeHeHun aMuumdymaba B KauecTBe
npodhmnakTUYeCcKoro npenapaTta yaanocb fobutbes
BNevyaTnsowmnx pesynbTaToB B BMAE COKpaLLeHus
YK po 0,33 anusopa, a camoe rnasHoe YCK — po
0,14 snusopa. Mpu 3TOM KONMMYECTBO reMapTpo30B
TaKXe KapavHasnbHo cHuaunock ¢ 2,7 po 0,12 snu3opna B
rog. Takum obpa3oM, no BceM obcrnefoBaHHbIM napame-
TpaM y[anocb CHU3UTb KOJTMYECTBO KPOBOTEYEHWI MOYTH
Ha 95%. lMpun cpaBHEHWM NOMYYEHHbIX JAHHbIX C AMNOH-
CKOI KoropToi naumeHToB (n = 13), B Hallel KoropTe
KO/IMYECTBO KPOBOTEUEHUI BbINO CYLLECTBEHHO HUXKE!
0,33 npotue 1,3 3n13ona KPOBOTEYEHMIA B IOf B paHee
ony6nukosaHHom pabote [17]. OoHako B UccnemnoBaHnm
2022 r., nposefneHHoM Bo ®paibypre (n = 13), TUK
BoBce cocTaeuna 0 anu3opos [19]. Cxomue ¢ HawmMu
OaHHble BbIMM MOMyYeHbl B UCCRefoBaHuW, onybnmko-
BaHHOM aBTopamu 3 CLUA (n = 66): 0,4 snusopa Kposo-
TEUYeHWV B rof, Nocrne nHUUMaLmMm Tepanum aMmumnsymMabom
[18]. BasHbIM MOMEHTOM SIBASNICA TOT (DAKT, UTO B HaLleit
KOropTe NaLMeHTOB reMopparMyeckuii CUHOPOM A0 Ha3Ha-
YyeHua Tepanuu aMuuM3yMabom Bbin 0EercTBUTENbHO
BblpasKEHHbIM B OTNMYMeE OT rpynn naumeHTtoB u3 CLUA
(no HasHaueHust ammuumsymaba MYK coctasuna 1,8) nnu
lepMaHum (00 HasHaueHws aMuumaymaba MUK coctasuna
0,25) 1 Takoe 3HaUMMOE CHUMKEHME KONMUECTBA KPOBOTE-
UeHuit Habrofanock TOSbKO B HalLiel rpynne 6onbHbIX [17,
18]. TakuM 06pasoM, NosyyeHHble HaMK flaHHbIe B LIENoM
COOTBETCTBYIOT 0BLLEMMPOBOIA KapTUHE U EMOHCTPUPYIOT
BbIPAsKEHHOE CHUKEHME Kak 0BLLIEro KoIMYecTBa KpoBoTe-
UEHWI, TaK M CMIOHTAHHbBIX KPOBOTEUEHMIA.

OTOoenbHO CTOUT YNOMSIHYTb O TOM, YTO B TEKYLLEW
paboTe He ObINO BbIABEHO CTATUCTUYECKMU [OCTO-
BEPHOW pasHuLLbl MeXay BBEAeHNeM amMuum3ymaba 1 pas
B Hefeno u 1 pa3 B 2 Hed, CXoxue pesynbTaTthl Bbinu
MOJyYeHbl U B APYrUX UCCIEAOBAHUAX, YTO MO3BONAET
CMerio pEKOMeHA0BaThb OO0 pexuM BBEeAEHWS npena-
paTa, Ucxops M3 MPeanoyTeHUA NauMeHTa U HanMuus
noaxogsLuei [oanposku [171.

TeM He MeHee He CTOMT 3abblBaTb, YTO LAHHbIN
npenapar nNpuMeHsieTcsA TOSIbKO ANS npodunaktTuye-
ckov Tepanuu 'A u, HECMOTPSA Ha CHUXXEHMWE KonnyecTBa
roCnuTanu3aLmii B CBA3W C pasBUTMEM KPOBOTOUMBOCTH,
B NPEACTAaBMNEHHON KOropTe Bbinu cryyYan KpOBOTEUEHUH,
notpebosasLune obpalleHnsa B cTaumoHap v OONOSHU-
TenbHOro BBEAEHWs KoHueHTpaTa FVIII.

3AKJTIOYEHUME

B peanbHOW KMMHWMYECKOW MpaKTUKe NMpUMEHEHWe
amuumsymaba y neteit ¢ A NnpuBeno K BbIpaEeHHOMY 1
Be30MacHOMy CHUMKEHMIO BCEX 3MW30L0B KPOBOTEYEHUM
Bonee yem Ha 90% BHE 3aBUCMMOCTM OT NMPUMEHAEMOrO
pexunMa BBefeHus. MonyyeHHble HaMu AaHHble MO3BO-
NSAIT rOBOPUTL O BbICOKON 3dpdpeKTuBHOCTU M Be3donac-
HOCTK npenapaTa 3aMuuM3ymab, yAOBMETBOPEHHOCTH
OaHHbIM BMOOM Tepanuu Kak nauueHTaMmu, Tak v neva-
LLIMMWM BpayaMu U PEKOMEHOOBATL €ro K AarnbHenLeMy
NPUMEHEHMIO B OETCKOW MPaKTUKe, B 0COBEHHOCTM npu
HeahpeKTMBHOCTM haKTOPHON Tepanuu.

OMPAHUYEHUA

OrpaHuyeHMeM NaHHOTO MCCNEeAoBaHWUS SIBMSNCA ero PeTpPOCMeKTUB-
HbIl XapaKTep, a Takke peLleHne NepeBoanTb Ha Teparnuio SMULM3Y-
MaboM MauneHTOB ¢ Hanbosiee TenbiM HEHOTUMOM (3aTpynHEHHbI
BEHO3HbIM [OCTYN, HapyLUEHUE PeXVMa BBEEHUs KOHLEHTpaTa dhak-
Topa, HeadhPEKTMBHOCTL MPOCIMIAKTUYECKOM Tepanim).

UCTOYHUK ®MHAHCUPOBAHUA
He ykasaH.

KOH®JIUKT MHTEPECOB
ABTOpbI CTaTb MOATBEPAMIM OTCYTCTBME KOHDIIMKTA MHTEPECOB, O
KOTOPOM HeobxoanMo CoobLLNTD.
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