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[ons nekapcTBeHHbIX MpenapaToB ANS NPUMEHEHNS Y HECOBEPLUEHHONETHNX NaLMEHTOB 3HAYMTENBHO MeHbLUE, YeM As B3POCNov nonynaumm. STo CBA3aHo
Kak C OTCYTCTBMEM CMeLMUHECKIX NEKAPCTBEHHbBIX MPenapaTos Mpu LIENOM PsAe AETCKMX 3a00NeBaHN, Tak U ¢ HEOOXOAUMOCTBLIO MPOBEAEHUS CreLmanbHbIX
KNMHWHYECKNX MCCNEeNOBaHWA B pPasnmyHbiX BO3PACTHbIX MPynnax Ans OLEHKM napameTpoB 6e30macHoCT! 1 addexkTnBHOCT. [pn padpaboTke nporpammbl
KIMHUHECKMX MCCnefoBaHnin opdaHHoro npenaparta MPUHMMAOTCSA BO BHUMAaHWE 3TUHECKUE acreKTbl Yy4acTVsi HECOBEPLUEHHONETHYX MauyieHTOB C y4eToM
[eVCTBYIOLLEro MexayHapOAHOrO 1 POCCUINCKOro 3akoHoaaTenscTaa. [MonyHeHre MHhoPMUMPOBaHHOIO COMacusl HECOBEPLLEHHONETHEro NaLyvieHTa OT OAHOIO 13
poauTenei TpebyeT NoApPOBHOro NpeaBapUTENbHOrO MHPOPMMPOBAHUS 1 YCTAHOBEHYIS JOBEPUTESbHBIX OTHOLLEHUI [0 Ha4asa y4acTyist HECOBEPLLEHHONETHErO
nauveHTa B KIIMHNHYECKOM 1ccnefoBaHin. PesynstaTbl KNMHUHECKUX U HabntogaTenbHbIX MCCnefoBaHuii opthaHHbIX mpenapaTos Ha MpUMepe MOPOKTOKOra anbda
Y paHee nedeHHbIX NaLmeHToB AETCKOro Bo3pacTa ¢ remMounmnent A B pasinyHbix BO3PaCTHbIX MpyMnax CroCOBCTBYIOT YBENMHEHUIO apceHana NekapCTBeHHbIX
CpencTs Ana fedeHns opdaHHbix 3ab0seBaHNin B AETCKOV MONYNSLMy 1 ONpeaensitoT onTvMasibHbIe YCMOBUS MPUMEHEHVSt MOPOKTOKOra anbda B pasHbix
BO3PACTHbIX rpynnax.
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The proportion of drugs for use in juvenile patients is much less than for the adult population. This is due both to the lack of specific drugs for a number of childhood
diseases, and the need to conduct special clinical studies in different age groups to assess safety and efficacy parameters. When developing a program for
clinical trials of an orphan drug, ethical aspects of the participation of underage patients are considered, taking into account the current international and Russian
legislation. Obtaining the informed consent of a minor patient from one of the parents requires detailed prior information and the establishment of a trusting
relationship before the participation of a minor patient in a clinical trial. The results of clinical and observational studies of orphan drugs on the example of
moroctocog alfa in previously treated pediatric patients with hemophilia A in different age groups contribute to an increase in the arsenal of drugs for the treatment
of orphan diseases in the pediatric population and determine the optimal conditions for the use of moroctocog alfa in different age groups.
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LITERATURE REVIEW

[MepeveHb NeKapCTBEHHbIX MpenapaToB, paspeLleHHbIX
015 NPUMEHEHWS Yy HECOBEPLUEHHONETHUX MaLMEeHTOB,
3HAYNTENbHO MEHblLLE MO CPaBHEHWIO C  KONMN4YECTBOM
JIEKAPCTBEHHbIX MpenapaTtoB, MPUMEHAEMbIX Y B3POCIbIX.
C opHOM CTOPOHbI, 9TO OOYC/OBMEHO OTCYTCTBUEM
cneunnyecknx NekapcTBEHHbIX MpenapaToB Mpu LenoM
psioe petckux 3abonesaHun [1]. C  gpyrot CTOPOHbI,
pa3paboTka HOBbIX JIEKAPCTBEHHbIX MpernapaToB AN AeTen
C HacneaCTBEHHOW U NpUoBPETEHHO naTonorvern Tpebyet
X KIMHWYECKOrO UCCNeaoBaHns B pasfnyHbIX BO3PaCTHbIX
rpynnax ¢ AeTanbHOW 1 BCECTOPOHHEN OLEHKON NapaMeTpoB
6esonacHocT W addekTuBHOCTM [2]. [lnaHmpoBaHue,
opraHv3auvs 1 npoBefeHne KIMHUHECKMX KCCenoBaHnii
HOBbIX MOJIEKYS Y HECOBEPLLEHHONETHNX MALMEHTOB SBSKOTCS
CNOXXHOW 1 TPyOOeMKOW 3apadven. B cnydae oTtcyTCcTBUS Yy
npenapaTta NokasaHui K NPUMEHEHWIO Yy AETEN 1 Pe3ysTaToB
KNMHUYECKIX UCCNEA0BaHMA B COOTBETCTBYHOLLIEN BO3PaCTHOM
rpynne, npv onpefeneHHbiX 3aboneBaHUsX VMEeeT MecTO
Ha3Ha4eHne HeCOBEPLUEHHONETHNM MaLeHTamM npenapartos,
He 3aperucTpupoBaHHbIX [ON1s AaHHoro BodpacTa [3].
HepocTtaTok nekapcTB, OQ0OPEHHbIX K MPUMEHEHWUIO B
onpeeneHHbIX BO3PaCTHbIX Mpymnnax y HECOBEPLUEHHONETHIX
naumMeHToB, MOXET NnobyxxaaTb OAETCKMX CrneumanicToB UATH
Ha pYCK, Ha3Havasi NekapCTBEHHbIe NMpenapaThl, He UMetoLLIE
rnokasaHuin K NPUMEHEHWIO Y AETEN KOHKPETHOro BO3pacTa rno
>KN3HEHHBbIM NokasaHnsM. Ocobasi 3Ha4YMMOCTb Takoro prcka
BO3pacTaeT y AeTel C NaTonoruein paHHero BospacTa, a Takxke
npu TSHKENbIX, B TOM Ymce opdaHHbIX, peakirx 3aboneBaHunsix.
MpyMepHas 0O UCMONb30BaHWS He3aperncTpUPOBaHHbIX
JIEKAPCTBEHHbIX MNpenapaToB [N HEeCOBEPLUEHHONETHNX
naumeHToB konebnetca or 45% npu KX HasHadeHUn B
cTaumoHape 0o 10-20% npu ambynaTopHOM nedeHun [2].
CNOXHOCTb NPOBEAEHNS KINHUYECKUX WUCCNedoBaHUA Y
HECOBEPLLEHHONETHNX MaUMEHTOB, OCOBEHHO C ophaHHOM
naTofnoruen, BO MHOMOM CBS3aHa C TRYAHOCTBIO UX BKITKOHYEHWS
B MCCnenoBaHne, orpaHN4eHHON YMCNEHHOCTBIO BOMbHBIX C
KOHKPETHOW naTonorven, B psiae crly4aes ¢ HEOOXOAMMOCTbIO
NPoBedeHUsT  PerynsipHbiX — BHYTPUBEHHbIX  UHBEKLUIA
1CCneqyemMoro npenaparta 1 4acToro B3ATUs 61oobpasLos
KPOBM [N KOaryionorn4eckoro nccnenosanHis [4].

YyacTve HECOBEPLUEHHONETHMIX NALMEHTOB B KITMHUHYECKIX
1CCNeaoBaHnsaX BO3MOXHO TONMbKO TMocne TulaTesbHOM
3KCMepTu3bl 1 0O00peHNs MNpOoTokona U OOKYMEHTOB
KMHNYECKOrO UCCNeA0BaHNs LeHTPallbHbIM U TIOKaIbHbIMU
STUYECKNMY KOMUTETaMM, KOTOpble ObBecrneqrBatoT 3aluuTty
VNHTEPECOB KaX[oro HEeCOBEPLUEHHONETHErO y4YacTHMKa
KIMHNYECKOrO UCCNea0oBaHNs 1 rapaHTpytoT cobnopeHne
TpebyeMmbIX TUHECKMX 1 MPaBOBbLIX HOPM [5].

CornacHo poCCUNCKOMY 3aKoHOOATENLCTBY, AETU MOryT
paccMmaTpvBaTbCs B KadeCTBe MoTeHuMabHbIX NauveHToB
KIMHUHYECKOrO MCCNE0BaHus, TONMbKO eCi ero npoBedeHne
HeobXoOMMO ANs YKPENEHst X 3A0P0BbsA MO0 MPOUNaKTUKIA
MHEKUMOHHBIX 3a00f1eBaHWiA B JETCKOM BO3pacTe Wiv eciv
Lenbio MCCNefoBaHWs ABNSIETCA MNofyyeHne nHdopmMaumm
0 Havbonee nNOOXOASALLEN [OO3VPOBKE JIEKAPCTBEHHOIO
npenapata [Ans nedveHus geteil. [lpu  nnaHnMpoBaHum
Takoro WCCneoBaHUst emy [OOMMKHO MpedllecTBOBaTb
KMHWYECKOE WCCNefoBaHvie NeKapCTBEHHOro npenapara
Ha COBEPLUEHHONETHMX rpaxaaHax, KpoMe Cly4aes,
KOrfa uvccneayemblil NeKapCTBEHHbIM MpenapaT nokasdaH
VNCKJTOHUTENBHO ANst MCMOMb30BaHWs HECOBEPLLEHHONETHIMM
rpaxgaHamu [6].

K OCHOBHbIM TPYAHOCTSM MpY MPOBEAEHUN KITUHUHECKIX
VCCNEAOBaHWA Yy HECOBEPLUEHHONETHMX MaLMEHTOB MOXHO
OTHECTU HEeOoBXOOMMOCTb YCTaHOB/IEHWUSI LOBEPUTENbHbBIX

OTHOLLEHUI C POAUTENSAMU HECOBEPLUEHHOro nauueHTa v
Mosy4YeHne OT HUX MHPOPMMPOBAHHOMO COrflacksl, CNOXXHOCTb
Habopa feTel B UCCNefoBaHe, HEBLICOKYIO KOMMIAEHTHOCTb
OeTel U VX POAUTEnel, 3HaYUTENbHYKO FeTepPOreHHOCTHLIO
nonynaumMy Oeten, B 4aCTHOCTUM C OpdaHHOW MaTonormen,
BO3MOXHOCTb Pas3BUTUS CNeLMdUHECKUX HexxenaTenbHbIX
peakuui, 3aTpyaHeHne B BbIOOPE KPUTEPUEB OLEHKM
3(hPeKTUBHOCTM 1 6E30MACHOCTM NIEKAPCTBEHHOIO Npenapara
C Y4YeTOM pas3fN4YHbiX BapuaHTOB [AM3anHa KANMHNYECKUX
VICMbITaHWA B NeguaTtpun 1 rematonorum [71].

OCOBEHHOCTU MONYYEHUA MHOPOPMWPOBAHHOTO
COITIACKA

[MpoBefeHVe KNMHNYECKOrO UCCNeoBaHns NeKapCTBEHHOIO
npenapara oNns MeauUMHCKOro MPUMEHEHUS C yd4acTueM B
Ka4eCTBe NaLMeHTOB AeTel [OMYCKaeTCs TOMbKO C Cornacus B
NCbMEHHOWN (hopMe UX POAMTENEN, yCbiHOBUTENeN. B cBaan ¢
3TUM 3anpeLLaeTcs NPoBeaeHVE KITMHNYECKOrO NCCNegoBaHns
NeKapCTBEHHOroO npenapara 4n1s MeanuUmMHCKOro nNpyuMeHeHNs
C yyacTvem B Ka4yeCTBe MNalVeHTOB OETEeNn-CUPOT U OETen,
OoCTaBLUMXCS 6e3 noneveHnst poautenen [6].

[o Havyana KIMHUYECKOro UCCNeaoBaHns OO/MKHO ObiTb
nosny4eHo NcbMeHHoe opobpeHne COBETOM MO 3TUKE Mpu
MuHagpase Poccumn 1 NoKanbHbIMY 3TUHECKVMN KOMUTETaMM
NCCNEAoBaTebCKMX LEHTPOB VH(MOPMALMOHHOMO JICTKA
ONa poauTenen  HecOBEepLUEeHHONETHero  nauveHTa,
NH(OPMALMOHHOIO NIMCTKA HECOBEPLLEHHONETHErO naumeHTa
(ot 15 oo 18 net) ¢ hopmon NHPOPMNPOBAHHOIO COrnacust Ha
y4acTue B uccnegosaHum [8].

[MNepen Ha4anoM KIVHUYECKOrO WUCCNeaoBaHva OOVH U3
poanTenen (yCbIHOBUTENEN) HECOBEPLLEHHONETHErO NaumeHTa
OOJKEH O3HaKOMUTBCA C  UHMOPMALMOHHBIM  JINCTKOM
ONs POAMTENen HeCOBEPLUEHHONETHErO nauueHTa 1 Aatb
corflacme Ha ero y4actne B WCCNefoBaHWW, noanvcas r
natmpoBaB (PoOpPMy MHPOPMUPOBAHHOIO COrMacus B AaHHOM
MHOPMaUMOHHOM NUCTKe. [JocTaTo4HO, HTOObI MMCBMEHHYHO
dhopMy MHPOPMMPOBAHHOIO Corflachgd NOANMUCHIBaN OOVH U3
poauTenen. B cnydae BO3HUKHOBEHWSA KOH(IMKTA cornacum
YHaCTBYIOLLMX B KIIMHUYECKOM UCCNEAOBaHNN CyObeKToB —
0OHOrO 13 poauTenei nnn pebeHka — CneayeT BO3OepKaTbes
OT BKJTHOYEHMA TaKoro nauveHTa B UccnegoBaHme.

B cooTBeTCTBUM C POCCUNCKUM 3aKOHOOATEbCTBOM
HecoBepLLEHHONETHWE, OOSbHbIE HAPKOMaHWer, B BO3pacTe
cTaple 16 NneT v nHble HeCOBEPLUEHHONETHE B BO3pacTe
CTapwe 15 netr VMEeKT npaBo Ha WHPOPMUPOBAHHOE
[0BpOBOMBbHOE Ccorfacne Ha MeauUMHCKOE BMeLLaTeNbCTBO
WX Ha OTKas OT Hero, 3a UCKIIIOYEHNEM CllyHaeB OKadaHus
UM MEOMUMHCKOM MOMOLLM MO 3KCTPEHHBbIM MOKa3aHNAM,
npn TAXKENbIX MCUXNYECKUX PaCCTPOUCTBaX, COBEPLLEHNN
OOUWECTBEHHO OMacHbIX [AESHUA U OpYrUx MpUYnH B
COOTBETCTBUN C YacTamm 2 n 9 ctatbh 20 PenepansbHOro
3akoHa Ne 323-D3 [9].

B ©BA3M C 35TMM HECOBEPLUEHHONETHUA NauneHT B
BospacTe oT 15 go 18 netr BMecTe C OOHUM K3 CBOWX
poauTenen (YCbIHOBUTENEN) OOMKHBI AaTb Cornacue Ha y4actie
B MCCefoBaHun1, Nognvcas 1 AaTMpoBaB COOTBETCTBYHOLLYIO
dhopmMy MHPOPMNPOBAHHOIO COrNacKs B MHPOPMALIIOHHOM
JINCTKE HECOBEPLUEHHONETHEro nauveHta ot 15 no 18 ner.
B otom cnydae ogvH u3 poguTenen (yCbiHOBUTENEWN)
HeCOoBepLLEHHONeTHero nauneHTa ot 15 o 18 ner Takxke
[OO/DKEH O3HAKOMUTBCS C UH(OPMALIMOHHBIM JINCTKOM A5
poauTeneit HeCOBEPLLEHHONETHErO NaLMeHTa 1 Jatb cornacue
Ha ero y4actne B WCCNegoBaHwuM, NOANMCaB U 4aTupoBaB
hopMy MHHPOPMUPOBAHHOIO COrnacus.
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Hwn nccnepoBatens, HU Opyrne 3aHsTble B UCCNeAoBaHNUM
mua He [OOMKHbI MpUHY>XZaTb WM UCMOAb30BaTb WHblE
HEKOPPEKTHbIE MEeToAbl BO3AEWCTBUSA C LIEbIO CKIOHWUTH
HEeCOBEpPLUEHHONETHErO MauseHTa W ero  poauTenen
(yCbIHOBUTENEN) K Yy4acTuio MO0 MPOOOSKEHMIO yHacTns
cybbekTa B uccnegoBaHuu. ViccneposaTenb  OOSKeH
B MONHOM Mepe nponHpopMuUpoBaTh cybbekTta U ero
poauTenen (ycblHOBUTENEN) 060 BCEX 3HaYMMbIX acrekTax
1CCNefoBaHNs, B TOM 4UC/le O3HAKOMWUTb C MUCbMEHHOM
MHopmMaumen o6 UCCNegoBaHn U MONOXUTENBHBIMU
3aktodeHraMn CoBeTa Mo 3TUKe U NIOKabHOMO 3TUYECKOro
KOMUTETA B MCCNeAoBaTENbCKOM LeHTPE. Iepen nognvcaHemM
MH(POPMAaLIMOHHOrO  IMCTKa  MnauveHTa uccnegosaTesb
[OMKEH MpPefoCTaBUTb HECOBEPLLUEHHONETHUM MaumMeHTam
1N ero poamTensm (yCbIHOBUTENSM) OOCTaTOYHOE BpeMs U
BO3MOXXHOCTb AJ151 MonyveHus 6onee NoapobHoN MHdopmaLmm
06 vccnegoBaHM M MPUHATUS PELLeHNst 06 y4acTun B HEM
pebeHka WM oTkase OT Takoro yyactus. lMaumeHT u ero
poauTenu (YCbIHOBUTENN) OO/MKHbI MOYYUTh NCHEPMbIBAIOLLINE
OTBETbl Ha BCe BO3MOXHble BOMPOCHI 06 WCCnenoBaHU.
ViccnepoBatesnb, NMPOBOAVBLUMIA pa3bACHUTENBHYIO Oeceqy,
[0 Ha4ana y4acTusi B MCCnegoBaHuv OO/KeH noanucatb v
natposaTb PopMbl MHPOPMUPOBAHHOMO COrflacus Ha y4acTvie
B UCCNEAOBaHN B MH(OPMaLOHHOM IMCTKE AN1S poauTenei
HeCOBepPLLEHHONETHErO NMauyeHTa 1 MHPOPMALIMIOHHOM JINCTKE
HECOBEPLLEHHONETHErO MnauyeHTa BMecTe C MauuMeHTOM U
OfIHNM V3 ero poauTenen (YCbIHOBUTENEN), a TakxXe yKasaTb B
HIX CBOW KOHTaKTHbI TeNedoH.

B xope 6ecefdbl OOMKHbI OblTb pa3bsCHEHbI:  Lefb
1N npolenypbl UccnefoBaHWs; 00A3aHHOCTM  MauMeHTa;
oXMaaeMble Nob3a, PUCK Win HeyaoObCTBa AN NauUMeHTa; UHble,
NMOMKMMO MPEedyCMOTPEHHbBIX B UCCNeaoBaHNM, NpoLedypb! Ui
METOAb! NNeHYEHVS!, KOTOPbIE MOIYT ObITb AOCTYMHbI NAUMEHTY,
a Takke WX MOTeHUMallbHble Mofb3a W PUCK; NleYeHue,
[OCTYyMHOE MauueHTy B CryYae MPUYMHEHWSI Bpeda ero
3[10POBbLI0 B pesyfsraTte y4acTusi B UCcneaoBaHun. BakHbIM
acrneKToMm sIBNseTcs AOOPOBOMBHOCTL y4acTust nauveHTa B
1CCnefoBaHnn, a Takke BO3MOXKHOCTb HECOBEPLLIEHHONETHENO
nauyeHTa unn ero poauTtenen (yCblIHOBUTENEN) OTKadaTbCst OT
yyacTusa Unv BbINTU U3 1ccnefoBaHnst B Mtobo MOMEHT 6e3
Kaknx-nmbo caHkumi 0ns cebs unv noTepy MOAOXKEHHbIX
BbIrofd. Takxe HeCOBEPLLEHHONETHI NALEHT 1 ero poanTen
(YCbIHOBMTENM) OOMKHbI ObITb CBOEBPEMEHHO O3HAKOMJSIEHDI
C HOBOW MHopMaLIMel, CrocobHOM MOBMUATbL Ha KenaHue
nagneHTa U ero pogutenen (ycbHOBUTENen) npoaosmkatb
yyacTvie B UCCNefoBaHUM; UMETb KOHTaKTHblEe AaHHble NuL, K
KOTOPBIM MOXXHO 06paTUTLCS A1 NOAYyHEHWS AONONHUTENBHOM
MHdopmaumm o6 rccnegoBaHMM 1M MpaBax MNauveHToB B
1ICCnefoBaHnY; MoHNMaTb BO3MOXHbIE O6CTOSATENBbCTBA U
NMPUYMHBI, MO KOTOPbLIM y4acTue nauneHTa B 1CCnenoBaHnm
MOXKET ObITb MpekpaLLeHo. HecoBepLUeHHONETHEMY NaLWeHTy
1N ero poauTensm (yCbIHOBUTENSM) B XO4€ PadbsCHUTENBHOM
Becenbl NPefoCTaBNsAeTCA MHopMaLMs O NpeanonaraeMon
OJIMTENBHOCTM  y4acTus naumeHTa B WCCNedoBaHUM
NPUONN3NTENIBHOM  KONMYECTBE MaLMEHTOB, KOTOpPOe
npegnonaraeTcs BKOYUTL B Mccnegosanue [10].

MPOBEAEHVE KIIMHNYECKVIX NCCNEOOBAHMIA Y
HECOBEPLLUEHHONETHUX MALWIEHTOB C TEMO®UIEN

[NpoBeaeHne KINHUYECKNX MCCneaoBaHnin SmeKTUBHOCTM
1 6e30MacHOCTN HOBbIX JIEKAPCTBEHHbIX MpenapaTos
ONs nedeHns remopunnn y  AeTeil  XxapakTepusyeTcs
CYLLIECTBEHHBIMU  OCODOEHHOCTSIMU U pernaMeHTupyeTcs
onpeneneHHbIMU TPEOOBaHMAMM.
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femopunna —  reHeTu4ecku obycnoBneHHoe
remMopparn4eckoe 3aboneBaHne, BO3HVKatoLLee BCNeaCcTBre
nedpunumta haxktopos VIl nam (1) IX ceepTtbiBaHnsA kKposu (11,
12]. TopaBnsitollee 6ONbLUMHCTBO 6OMbHbLIX reModunmen —
MYy>X41HbI. PacnpocTpaHeHHOCTb reMounmnm B 60MbLUMHCTBE
cTpaH coctaBnseT 10-14 6onbHbiXx Ha 100000 My>X4UH.
[Mpy aTOM CcoOTHOWeEHWE remounmun A n remounun B
cocTtaBngdeT B cpegHeM 4:1 nam 1 cnyyam Ha 10000-15000
HOBOPOXKAEHHbBIX MabyMKOB AN remocunmimn A v 1 cnyyai Ha
50000 gns remocpunum B [13, 14].

CnenyeT OTMETUTb, YTO 4YMCNO BOMbHBIX remodumen
B Poccun Ha npoTsKeHun nocnegHux et uMeeT
TEHOAEHUMIO K YBENNYEHWIO, YTO, BEPOSATHO, OOYCNoBIEHO
ynyyleHeM BbISIBASIEMOCTU 3abofieBaHvisl, yBeNMYeH1eM
MPOOOMKUTENBHOCTY U KQ4eCTBa XKIM3HW MaLMEHTOB, MUrpaLiel
HaceneHus B panoHbl C HaMyMem Ccreumann3npoBaHHON
MeOVLMHCKOM cny»kbbl. Mo gaHHbIM BecemmpHoin denepatim
remocbunum (BOMN), B 2019 r. Ha Tepputopun PO 6bino
3aperucTpupoBaH 7706 nauveHToB C remodunven, un3
KOTOpbIX remocbunns A Obina guarHocTMpoBaHa y 6525,
remochunms B—y 1181 yenoeeka [15].

B CcOOTBETCTBUN C MeXOyHapOOHbIMN PEKOMEHAALIMAMM
KIMHUYECKME  UCCNefoBaHNs  PEKOMOUHaHTHbIX U1
nnasmatndeckmnx gaktopos cepTbiBaHKa VI (FVII) n IX (FIX)
NPOBOASTCA MO3TANHO B Pa3fNYHbIX BO3PACTHbIX rpynnax.
Tak, EBponerckoe areHTCTBO MO NeKapCTBEHHbIM CPEACTBaM
(EMA) B oOTM4Me OT POCCUNCKOro 3akoHopaTefbCcTBa
PEKOMEHYET Ha4MHaTb KIIMHMYECKOE 1CCefoBaHe HOBOro
pekoMOMHaHTHoro unm nnasmatundeckoro FVIII n FIX y paHee
neveHHblx naumeHToB (PJIM) ¢ remodunmen B3pPOCIOro
BO3pacTa 1 feTel cTaplle 12 neT, NOCKOMbKy Yy H1UX ByaeT
cxoxkasa hapMakokmHeTuka [16, 17]. Nony4eHre pe3ynsraTos,
noaTeBepXKaaoWmx addekTMBHOCTL (3), ©es3onacHoCTb
(B) n conoctaBuMble hapmakoknHeTndeckme (PK) ceon-
cTBa, y 12 PJIM ¢ remodunmen A nnn B ctapwe 12 net B
TeveHne 50 aHen BeBegeHva ([B) aBnsetcsa ocHoBaHveM Ans
Havana aHanorn4Horo 1uccnegoBaHns y aeter ot 6 oo 12 nert.
[NonyyeHne pesynsraToB oLeHkM K CBOMCTB, 3HeKTUBHOCTA
12 PN ot 6 go 12 net, a Takxke 12 PIM ot 0 go 6 net B
TeveHne 50 [B saBnsetcs [ocTaTouHbiM AN MPUHATUA
pelleHnss O nepexofe K KIMHUYECKUM WCCRefoBaHMsSM
3thhekTUBHOCTY 1 6€30MacHOCTV HOBOIO Mpenapara y paHee
He neveHHbix naumeHtoB (PHIT) ot O neT » cTtapule. Npn sTom
0N BKIOYEHNST MoKadaHNst K MPUMEHEHMIO B MHCTRYKLIMIO
[N HOBOro BO3pacTa TPebytoTcs pedynbTaThbl KIMHUHYECKOrO
vceneqoBaHns, Hanpumep, Hosoro npenapata FVIILy 50 P
C Tshkenom opmon remounnm A Kak ctaplue 12 net, Tak 1
Mnaglwe 12 net, a Takxke He MmeHee 50 PHI, nony4nBlumnx oo
50 OB Hosoro FVIII (puc.).

[NMocne peructpaumm npenapata FVIII  HaumHaeTcs
nocTperncTpaumoHHoe nccnenosaHne y 200 PITT, n3 kotopbIx
60 PJI gomkHbl 6bTb MAaawe 12 net. MpoaomKUTeNbHOCTb
JIeYeHVst B MOCTPErMCTPaLMOHHOM LCCNe0BaHNM COCTaBNseT
no 100 AB.

STAMHOCTb KIMMHNYECKIX VCCNEOOBAH
OTEHECTBEHHbBIX PEKOMBHAHTHbBIX ®PAKTOPOB
CBEPTbIBAHNA Y HECOBEPLLEHHOETHX
MAUMEHTOB

Ha npotsxeHun nocnegHnx 10 net B Poccuinckon
defepaun NpoBoAMMIachk peannsaumnst rocynapCTBEHHON
nporpammbl «Pagsutie apmMaLeBTU4eCKON 1 MEANLINHCKOM
NPOMbILLAEHHOCTM>» Ha 2013-2020 rr., uenb KOTOpOM
3aKJoYanack B yBEMHEHM MPOM3BOACTBA 1 06ECNEHEHHOCTN
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no 50 1B

100 PHIM; 10048
NOCTPerncTpauroHHoe

BktoyeHne B MHCTPYKLUMIO MOKa3aHUsi BO3MOXHO
TONbKO nocne nccneposaHns b+3 y 50 PHIM!

EMA/CHMP/BPWP/144533/2009 rev.1

Puc. NMocnenoBatenbHOCTb KIMHUYECKMX CCNefoBaHMii HOBbIX MpenapaToB (hakTopoB cBepThiBaHWst kKposu FVIII B padHbix BO3pacTHbIX rpyrnax [16]

>KUSHEHHO HEOOXOAMMBIMU U BaXKHENLLNMK POCCUACKMMMN
JNIEKapCTBEHHbIMU CpeacTBamu, BKOYas npenapatbl Ans
nedenns remodpunmn B [18, 19].

B npouecce peannsaumm OaHHOW rocyaapCTBEHHOW
nporpamMmbl B Poccun  6biiv HanaxeHbl pasdpaboTka,
NMPOMBILLSIEHHOE MPOW3BOACTBO M WCCNELOBaHWUS rpymnbl
JIEKAPCTBEHHbIX MpPernapaTtoB Ha OCHOBE PEKOMOUHAHTHbBIX
dakTopoB ceepTbiBaHua kposw VI, VIII v IX ons neveHns Bcex
TMNoB remodunun — A, B, a Takke MHrMbUTOpHOM hopMbl
remochunum [20].

Ha npumepe nporpammbl KIMHUHECKKX WCCNEA0BaHMN
poccuinckoro pekombuHaHTHoro FVIII (MopokTokora anbda,
OkTOhakTop), KOoTopast SBNSETCS rMMOPUAHON, MOXXHO BUOETH
coyeTaHne TPeboBaHUN MeXAyHapPOAHbIX W POCCUNCKMX
pernamMeHTUpyloLmMX  AOKYMEHTOB MO MNpOBedeHWUIO
KNNHNYECKNX MCCnepoBaHUn y Oeten Cc  reMmouamen
A. JaHHas nporpamma paspabarbiBanach 1 pean3oBbiBaniacb
B COOTBETCTBMM C pykoBoAcTBamyM EMA Mo KIMHUYECKM
ncenegoBaHnam  npenapatos  FVIIL,  HaumMoHanbHbIMK
TPeboBaHVAMY K MPOBEAEHNIO KIIMHUHECKMX UCCNEL0BaHWIA
JIEKAPCTBEHHbIX CPEeACTB, OUONOrMHECKUX NEKaPCTBEHHbIX
CpeacTB, NpUHUMNammn XenbCMHCKOWN aeknapaumn BecemmpHom
MeOVLIMHCKOW accoLaumn, a Takke npasnnamMmmn Haagnexatlemn
KnnHnydeckon npaktukm (GCP) EBpasninckoro 9KOHOMMYECKOro
cotosa [21, 22, 23].

Mporpamma KIMHUYECKNX NCCNeaoBaHniA OTEHECTBEHHOMO
pekombuHaHTHoro FVIII peann3oBbiBanacb noatanHo B
pa3nnYHbIX BO3PaCTHbIX rpynnax B NpeaperncTpauyoHHOM
N MOCTperucTpaumoHHoOM  nepuogax.  KnuHuyeckoe
ncecnefoBaHve | asbl MPOBOAMIOCH C LENb U3yYeHNs
dhapmMakOKNHETNHECKUX  CBOWCTB, 6e30macHoCT U
NepeHoCMOCTY MOPOKTOKOra asnba nocfne ofHOKPaTHOro
npumeHennsa y 12 PJIT B Bo3pacte 18 neT mn crtapule ¢
TSKENON N cpeaHeTshkenon dgopmon remocunmmn B [24, 25].
KnuHnyeckoe nccneposanme -l dasbl npoBoamnocs ¢ Lensto
OueHKM Be3onacHOCTI 1 3 HEKTUBHOCTM MOPOKTOKOra anbda
B MHOIOLIEHTPOBOM, KOHTPOIMPYEMOM, PaHAOMU3NPOBaHHOM,
OTKPbITOM B MapanienbHbiXx rpynnax KIAMHUHECKOM
1CCNefoBaHUn B cpaBHeHUM ¢ npenapatoM OkTaHaT y 36
PN cTaplie 18 neT ¢ TSHKenon 1 CpeaHeTsKenon popmMon
remocounnn A [26, 27]. Tlo pesynsratam MNpoBeaeHHbIX
KNUHUYECKUX unccnegoBaHnin B 2013 . 1eKapCTBEHHbIN

npenapat OKTodakTop (MOPOKTOKOr anbda) Obi1 0aobpeH ans
MeONUMHCKOro npumeHerust B PP [28]. Nocne permuctpaumm
npenaparta [ONa JfedeHnss B3POC/bIX MauUMeHTOB cTaplue
18 neT 6bI1O NPOBEAEHO MPOCMEKTUBHOE, MHOMOLEHTPOBOE
KIMHNYeCcKoe uccnefoBaHve ero  aeKTUBHOCTU U
6e3onacHocTn y 12 petei B Bo3pacTe oT 12 o 18 net ¢
Tshkenon dopmon remodpunum A (IV dasa). B pesynsrate
ncecnegoBaHns  6eim noaTBepXKAeHbl  9dPEKTUBHOCTb
MOPOKTOKOra anba npu npodunakTM4eckoM NeYeHnn 1
nedeHun no TpeboBaHNIO, a TakKe BbiCokasi 6e30MacHOCTb Y
neten ot 12 no 18 net ¢ remocounmen A [29, 30].

Takke nocne perncTpauun npenapara b0 NPOBEAEHO
MPOCMEKTUBHOE, MHOMOLIEHTPOBOE KITMHUHYECKOE CCNefoBaHe
3(OPEeKTUBHOCTM 1 6E30MacHOCT MOPOKTOKOra anbda y
OonbHbIX TsXKenon dopmol remodunum A ctaplie 18 net
(IV dasa), npogemMoHCcTpupoBaBLLee MNPOPUNAKTUHECKYO
athdexkTnBHOCTL M 6e3omnacHocTb npenapata FVII y 30
B3POC/bIX NALUMEHTOB C Tshkenon opmon remodpunnm A [31].

ObbeanHeHHble  [aHHble, codepXkaline pesynbrathl
KNMHUYECKIMX NCCNefoBaHW MOPOKTOKOra anibda ¢ ydacTiem
50 PIM ¢ remodomnuen A ctaplue 18 net n geten B Bo3pacte
oT 12 go 18 neT cTanm OCHOBaHVEM AJ15 Hadasa OTKPbITOro
MPOCMEKTMBHOIO, HECPaBHUTENbHOIO, MHOIMOLIEHTPOBOIO,
KNMHMYECKOro 1ccnefoBaHusa addheKTMBHOCTH, 6e30MmacHOCTH
1 hapMakOKMHET MK MOPOKTOKOra anbda y 50 aeTen ¢ Tsxenomn
dopmont remocpuavn A (Ill pasa). B xone wnccnepoBaHus
ObIM pasnenbHo MpoaHanManpoBaHbl AaHHble | KoropThl,
BKJtOYaBLLEN 27 AeTel B BO3pacTe OT 6 A0 12 NneT, a Takke
Il koropTel — 6 OeTer B Bo3pacTe oT 2 Ao 6 net. Habop Bo I
KOropTy MaLMEHTOB MPOBOAMIICS TOMBKO MOCNe 3aBepLUeHst
KNMHMYECKOM YacTW WCCNefoBaHMs BCeMW naumeHTamu
| KOropTbl K BbINOMHEHVST MPOMEXYTOYHOIrO —aHamsa
3 PEKTNBHOCTL 1 Be3onacHOCTL. IMonydeHHble pe3ynsTaThl
1CCneqoBaHNs CBUAOETENbCTBOBa/M 006 9((EKTMBHOCTY U
6e30MacHOCTV MOPOKTOKOra anbda B 0benx koroptax [32, 33].

C uenbto cbopa [OMNOMHUTENBHOW WHOPMauuM O
6e3onacHOCTM 1 9EKTMBHOCTM MOPOKTOKOra anbda B
peanbHON KNMHNYECKOM npakTuke Yy 60mbHbIX remodunnmeit
A B NOCTperucTpaunoHHoM nepuope Obinn NpoBedeHbI
[Ba HabnogaTenbHbIX 1ccnefoBaHns. B npocnekTrnBHOM,
MHOMOLIEHTPOBOM, OTKPbITOM, HabntofaTebHOM UCCneaoBaHnm
3(PPEeKTUBHOCTM 1 6e30MacHOCT MOPOKTOKOra anbda y
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237 60nbHbIX remMounmen A CPeOHETSIKENON U TspKenomn
dopmMbl MpoBoaunca cbop MHpopmauum O pesynsraTax
NPOMUNaKTUHECKOrO NleHeHrs B TeveHne roga. CrnoHTaHHble
KpOBOTEYEHNSA B TedeHne 2-3 gHeln nocne eeedeHus FVIII
OTCYTCTBOBaUM Y BOMbLUMHCTBA NauneHToB (61,7%), cpeaHee
YUCNO CMOHTaHHbIX KPOBOTEYEHW B TeuyeHue 2-3 OHewn
rnocne BBeOeHVs npenapara 3a rof npv npoguiakTM4eckomM
neveHnn coctaBuno 1,4+2,9 snn3oga Ha OOHOro nauveHTa.
B xofe vnccneqoBaHya npenapar nokasan BbICOKUIA Npotnib
6e3omnacHocTu [34].

[ononHutensHo 6bINO  MNPOBEAEHO  MPOCMEKTUBHOE,
MHOMOLIEHTPOBOE, OTKPbITOE, HabnoaaTenbHoe VCCnefoBaHe
3 heKTVBHOCTY 1 BE30MacHOCT MOPOKTOKOra anba y aeTer B
Bo3pacTe oT 12 0o 18 net ¢ remohnanein A B yCnoBusix peabHom
KIMMHUHECKOM MpakTuk/. B xofde nccnenoBaHns npoBoamics
cbop OaHHbIX 0 pe3ynsratax obcrnenoBaHVs 1 nedervs 24 PIIT
C remounmen A, NoaTBEPAMBLUNIA ero 3dEKTUBHOCTb Npu
NPOMUNaKTNHECKOM NleHeHn 1 6e30MacHOCTb B CCNeayemMon
rpynne HECOBEPLLEHHONETHMX NaumeHToB [35].
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