3AABA
Ha npoBeAeHHA Aep>XXaBHOT OLiIHKU MeAMYHUX TEXHONOTrIN
Ha nikapcbkui 3aci6 BOKC30Io
1. Inpopmauia npo 3aasHuka: bIOMAPVH IHTEPHELLUHA NIMITEAQ
Apnpeca: 6- noeepx, 2 TPAH KAHAJT CKBEP, ly6nin 2, Ay6niH, lpnaHain
KoHtaktHa ocoba  3aABHuMKa: Jlebera  OkcaHa  AHapiiBHa, +380676913262,
olebega@uihta.org.ua.
2. O0aHi wopno 3aABneHoro nikapcbkoro 3acoby:
1) TOoproBenbHa Ha3Ba nikapcbkoro 3acoby: BOKC30rO.
2) Mi>kHapofHa HenaTteHToBaHa Ha3Ba abo CUHOHIMIYHE HaMMEHYBaHHA: BOCOPUTUA,.
3) cknag nikapcbkoro 3acoby (Aitoudi Ta ONOMIDKHI pe4OBUHK): BOCOPUTUA.
4) dopma BMNYCKY, LLO MNPOMNOHYETLCA AN BKAKOYMEHHA [0 HauioHanbHoro nepeniky
OCHOBHWX nikapcbkux 3acobiBta (abo) nepenikiB: NOpPoOWOK 3 PO3YMHHUKOM ANA
NPWUroTyBaHHA PO34YMHY ANA iH eKLiN.
{MianyHkm 4 nyHkmy 2 i3 3MiHaMu, BHECeHUMU 3rigHo 3 lMocmaHoBoro KM N 1301 gin 22.11.2022}
5) BipOMOCTI NMpo Aep>kKaBHY PEECTpauito 3aaBNeHOro nikapcbkoro 3acoby B YKpaiHi:
3apeecTpoBaHuii B YKpaiHi. PeecTtpauinHi noceigueHHa: UA/21236/01/01, UA/21236/01/02
Ta UA/21236/01/03 3aTtBepakeHuin HakazoM MO3: N°498 Big 13.04.2026. TepMiH Aii
peecTpauinHKx noceigveHb: 3 13.04.2026 no 13.04.2031.
6) ¢apmakonoriyHa aia nikapcbkoro 3acoby: MoanGiKOBaHWA HATPIMYPETUYHMIA NnenTua,
tuny C (mani - CNP). Y nauieHTiB 3 axoHaponnazieto (gani — AX) eHAOXoHAPaNnbHWIA picT
KICTKW HeraTMBHO PErynteTbCA 4Yepel3 MyTauito 3 nocuneHHaM oyHKUii peuentopa 3
dakTopa pocty ¢ibpobnacTis (gani - FGFR3)). 3B'A3yBaHHA BOCOPUTUAY 3 PELENTOPOM
HaTpinypeTuyHoro nentuay-B aHtaroHisye nogansili curHanm FGFR3 wnaxoM iHribyBaHHA
NO3aKNiTUHHUX CUrHanoperynboBaHMx KiHas 11 2 Wwnaxy MiToreHakTMBOBaHOI NPOTEiHKIHa3n
Ha piBHI CepWH/TPEOHIHOBOI MpOTEiHKIHa3M wWBMAKONpPorpecyyoi ¢ibpocapkomu, Ak
Hacnigok, socoputug, AK i CNP, gie AK NO3UTUBHUI PErynaTop eHAO0XOHAPanbHOro pocTy
KiCTKW, OCKiNnbKu cnpuae nponidepadii Ta gndepeHuiauii XxoHApouuTIB.
7) ¢apmMakoTepaneBTUYHa rpyna nikapcbkoro 3acoby Ta Ko 3a aHaToOMO-TepaneBTUYHO-
XiMiYHOK Knacudikauiero: npenapaTi ANA NikyBaHHA 3aXBOPHOBaHb KICTOK, iHLWI npenapatu,
L0 BNNMBAKOTb Ha CTPYKTYPY KICTOK Ta iX MiHepanisauito. Kog ATX M05B X07.
8) ogHe nokasaHHA 40 MeAMYHOro 3aCTOCYBaHHSA, 3a AKWMM NOAAETLCA 3aABa: MiKyBaHHA
axoHaponnasii (AX) y nauieHTie BikOM Bif, 4 MicAauiB, y AKKX enidi3n He 3akpuTi. JiarHo3 AX
NOBUHEH BYTU NiATBEPAXEHWA BIANOBIAHUM reHETUYHUM AOCNIAXKEHHAM.
9) nokasaHHA A0 MeAMYHOro 3acToCyBaHHA BiANOBIAHO [0 IHCTPYKUIi AnA MeguyHOoro
3acTocyBaHHA, 3atBeparkeHoi MO3, 3a HaaBHOCTI AepkKaBHOI peecTpauii Nikapcbkoro
3aco0by B YKpaiHi: nikyBaHHA AX y nauieHTiB BiKOM Bif 4 MicALiB, y AKKX enidi3n He 3aKpuTi.
[iarHo3 AX noBMHeH ByTK NiATBEPAXEHWUI BIANOBIAHUM FrEHETUYHUM O0CNIAXKEHHAM.
10) cnoci6 3acTtocyBaHHA: WOAEHHO, n/w. PekoMeHOoBaHa A03a 3aneXwuTb Big Baru
nauieHTa i npudbnnaHo gopisHwe 15-30 MKr/kr. diTAM HaliMoONoALIOro Biky nNpu3Ha4varTb
BMLLY A03Y. [lo3yBaHHA AeTanbHO BU3HaveHe y Tabnuui 1 aocbe, W0 HagaeTbes.
11) HaABHICTb rMokasaHb [0 MefWYHOro 3acTOCyBaHHA Nikapcbkoro 3acoby Aans
BMKOPWCTAHHA Mig 4Yac HagaHHA Megu4yHOl A0NOMOru npﬁ CTaHax, WO 3a3HaJeHi y
NPIOPUTETHUX HaNpAMax PO3BUTKY cHepPU OXOPOHUM 340POB’A:
3. KopoTka nponosuuia wono nikapcbkoro sacoby 3 onMcoM 3axXxBOprOBaHHA (CTaHy),
LiNbOBOI KOropTW MauieHTiB Ta poni nikapcbkoro 3acoby B Npoueci fikyBaHHA i3
3a3HaYeHHAM K/IHIYHOro MapLUpyTy NaLlieHTa y KOHTEKCTi BUKOPUCTaHHA 3aNponoHOBaHOro
nikapcokoro 3acoby. 3asHaunMTn nepenik abo AOKYMEHT, A0 AKOro 3anpornoHOBaHO




BKNKOYNTN 3aABNEHNIA NikapCbknii 3acib. 3a3HaunT po3ain, A0 AKOro 3anponoHOBAaHO
BKNHOYNTK 3aABNEHUIA Nikapcbkuid 3acif. AKLWO nyHKTKU 4-13 AOCbE MICTATb iHPpOpMaLito 3
0OMEXeHUM [0CTynoM, 3a3HauuTW, AKi 4acTUHW iHbopMauii B  UMX MyHKTax €
KOHOIAGHUINHMMKW Ta HagaTu O6rpYyHTYBaHHA WOA0 KOH®IAeHUiMHOro xapaktepy Takoi
iHbopmauii. {llyHkm 3 i3 3miHamu, BHeceHUMU 3riaHo 3 [MocmaHosoro KM NC 1301 gin
22.71.2092),

AX € PpIiaKICHUM, NPOrpecytoymM, XpPOHIYHUM, MYNLTUCUCTEMHUM [EHETUUYHUM
3axXBOPHOBAHHAM, AKEe CNpUYMHAE IHrOyBaHHA EeHAOXOHAPANbHOrO OKOCTEHIHHA, Lo
NPW3BOAUTL A0 HEMNPOMNOPLLIKHO HU3LKOIO 3POCTY Ta NOPYLUEHHS POCTY KiCTOK, AKE BUHNKAE
Ta HaKOMUYYETbCA Bif HAPOAKEHHA | CTaE NPUUNHOLO LIiNIOr0 CNEeKTPY BaXKKMX Ta NOXUTTEBUX
IHBaNIAN3YOUNX CUMNTOMIB i3 TAKMMUW MPOABAMU AK BKOPOUEHHSA NMPOKCUMANbHUX YacTUH
060X pyK Ta Hir, xapakTepHUMW pucamMyv oBAMYYA, a TaKoX MOTEHUIMHO BaMKKUMM
ycKknagHeHHAMU. AX 0GyMOBNeHa reHeTUYHUM MOPYLUEHHAM, a caMe MyTauiAsMu B reHi
FGFR3 (G380R Ak oAHa i3 HannoLmpeHimx MyTauin)',2,2.

OcHoBHUMK xapakTepucTukamu AX € HenpomnopuiiHO HM3bKMIA 3picT pPa3oM i3
HeNponopUINHICTIO Tina, KoNn nauieHTn 3 AX BTpayatoTb 40 23 CM 3POCTY, NOPIBHAHO i3
3arafibHOKO  MONyNALIEd MPOTAroM nepLumMx N'ATM  PoOKiB XuTTa®. Kpim Toro, AX
XapakTepunsyetbcA MyNbTUCUCTEMHUMU YCKNAAHEHHAMM, NOB'A3AaHUMMU i3 3aTPUMKOIO POCTY
€H/A0XOHAPaNbHOI KICTKM NPOTArOM XXUTTA: CTEHO3 BE/TMKOTO MOTUIMYHOIO OTBOPY, CUHAPOM
panToBOi ANTAYOT CMepTi Ta 06CTPYKTUBHE anHoe CHY y HEMOBAAT Ta A0POCAMX. BinbLUicTb
ycknagHeHb MOXyTb OyTu peumamsyloumMMmn abo XPOHIYHO MPOrpecyrouMMuU, Taki fAK:
OTOPUHONAPUHIONOTiYHI, HeMpoopTONeanYHi Npobnemu (Kidos, cTeHo3 xpebToBOro KaHany,
geno varum, OXMWPiHHA, NCWUXONOriYHi NaTonorii, XPOHIYHWIA 6inb Ta iH.). Binb BMHMKaE y
TPETUHW MIANITKIB Ta € NporpecyrounM y Beix gopocnmx 3 AX5,57. ina AX xapaKTepHuii
BULLMIA PUBKMK AWMTAYOI CMEPTHOCTI, 0CO6NMBO B MEpLUi POKU XMWTTA, Ta CKOPOYEHHS
TPUBANOCTI XXNTTA®

KniHiuHi nposBn AX MatoTb CYTTEBUIA HEFaTUBHWIA BMAWB Ha AKICTb XXUTTA NaUieHTa.
Hu3bkmi 3picT npu AX BNAMBaE Ha AKICTb XXMTTA Ta GyHKLiOHaNbHI 34i6HOCTI. [JlocnigkeHHs
nokasanw, wo ocobu 3 AX, MatoTb HUXYI cepeaHi 6ann 3a pisHnuMm HRQoL iHCTpyMeHTaMu
(Bkntovatoun, QoLISSY Ta PedsQL)®. KpiM Toro, MynsTMCMCTEMHI CYMNyTHI 3aXBOPIOBaHHS Ta
ycKnagHeHHA AX BNIMBatOTb Ha KOXKEH eTan >KMTTA NaLuieHTiB 3 AX. PiBHOMaHITHICTb CynyTHIX
3axBOPHOBAHb Ta X TAXNKICTb NOB'A3aHi 3i 3HAYHWMM HABAHTAXXEHHAM Ha AKICTb XXWUTTH
nauieHTiB Ta ocib, AKki 3a HUMKW JOrNALATL

MpwbnusHo 250000 nropeit y cBiTi cTpaxkgatotb Big AX'™®,". B YkpaiHi icHye
He3aaoBoneHa notpebay dapmakonoriyHoMy nikyBaHHi AX. 3a HaABHUMW JaHUMMU, LiNboBa
nonynauia CTaHOBWTb OPIEHTOBHO 158 NauieHTiB, AeTani Woao UbOoro NMTaHHA BUCBITAEHI y
po3aini 7 nocbe, W0 HagaeTbeA.
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B MUHyni poku Tepania AX KOHUeHTpyBanacd, B OCHOBHOMY, Ha /iKyBaHHI
ycKnagHeHb. BOCOpWMTWA € NepwuM i eauHMM 3apeecTpoBaHMM B YKpaiHi xBopobo-
MOAMDIKYHOUMM npernapaTtoM AnAa nikyBaHHA AX, AKMi Mae MaclwTabHy i METoaoNorivyHo
AKICHY nporpamy KNniHiYHOI po3pobku, AKa CKNagaeTbcs 3 OAHOrPYNOBOro A0CNiAXKEeHHA ||
dasun y giten BikoMm > 5 pokie (111-202) 3 eckanauiero 403M ANA ouiHkKM 6e3nekn Ta Moro
npodoBxeHHa (111-205); PKAO Il ¢a3u y piterd Bikom go 5 pokie (111-206) ta #woro
npofdoexeHHAa (111-208); PKA Nl da3m (111-301) 3 nnauebo-KOHTpPONeM Ta WOro
noposxeHHs (111-302), pocnigxeHb 3 peanbHOoi KNiHiYHOT NnpakTuku (RWE).

HaHi KniHiYHWX gocnigkeHb AEMOHCTPYHTb CTaTUCTUMYHO 3Haudylle 36inblueHHA pivHOoI
wBuakocti pocty (AGV) y gitem 3 AX Bikom Big 0 go <18 pokiB, NOKpaLleHHs
CTaHOapTM30BaHUX MOKa3HUKIB 3pOCTYy Ta nponopuin Tina 6e3 03HaK MNPUCKOPEHHSA
[03piBaHHA KICTOK; Tak y AiTen y Biui Big 5 40 18 pokiB yepe3 52 TUXKHI CNOCTepexXeHHs
pisHMuA B AGV MiXK rpynotro Bocoputuay Ta nnauebo ctaHosuna 1,57 cM/pik (95% Al: 1,22-
1,93; p<0,0001); AOBroCTPOKOBI AaHi NOAOBXEHUX AOCNIAXEHb AONOBHKOKTL Pe3ynbTatu
ocHoBHWX PK[ Ta cBia4ath Npo 36epeXeHHA CTINKOro No3WTMBHOIO BNAMBY Ha PICT Npw
TPUBaNOMy NikyBaHHi. /I3 mae cnpuatnneuii i ctabinbHUin npodink 6e3neku, Lo A0BeAEHO
NpW KOPOTKO- Ta ALOBFOCTPOKOBOMY 3aCTOCYBaHHI € 3arafioM CNpuATANBUM Ta cTabinbHUM.
BocopwnTtua 3aCTOCOBYETHCA B ANTUHCTBI Ta 3abeaneyye AOBroCTPOKOBI Ta AOBIUHI
nepesaru, nonerwyroym srnams AX Ha XXUTTA NaLiEHTIB Ta iXHiX CiMel, OMiKYyHIB Ta CUCTEMU
OXOPOHW 340POB'A. Pe3ynbratm eKOHOMIYHOI OLiHKW 4EMOHCTPYIOThL A04ATKOBY KNiHIUHY
KOPWUCTb 3aCTOCYBaHHA BOCOPUTUAY NOPIBHAHO 3 NiATPUMYBaNbHO Tepaniern. Baxxnnusnm
acrekToM 3acToCyBaHHA BOCOpUTMAY ANA NikyBaHHA AX € Yac noyaTky Tepanii. PaHHin
no4artok NikyBaHHA Aae 3MOTY BUKOPUCTOBYBaTU NEPioAn akTUBHOIO POCTY B AMTAYOMY BiLli
Ta 3abe3neymnTn MakcnuManbHO TPMBaNWUIA Nepiog Tepanii Ao 3aKpuUTTa enidizapHUX 30H
pocTy. Taknu nNigxia y3rog>XXyeTbCca 3 Cy4acHUMU MDKHAPOAHUMIN peKoMeHaaLiaMmM LLLoA0
nikyBaHHA AX. Baxkn1Bor YMOBOH ANA NPU3HAYEeHHABOCOPUTUTY € TEHETUYHE
nigsepa’keHsaH giarHoay.

Pesynbtat NOpiBHANBHOT KNIHIYHOT OUiHKKM NpeacTaBneHi y KniHiuHoMy po3aini aocbe, Wo
HapaeTbeA. MyHkTM 8,9, 10 Ta 11 [locbe MicTATb iIHGOPMaLik0 3 0OMEXKEHWUM AOCTYNOM

(8aHi PSUR, gaHi wono cneuianbHOI LLIHOBOI NPON03uML|ii, EKOHOMIYHI pO3paxyHKW, KNiHiYHI
AaHi, Ae npo ue 3a3HayeHo). BusHaveHa iHpopMaLia 3HaxoanTbCA Y BONOAIHHI,
KOPWCTYBaHHI Ta po3nopaaXXeHHi BUpobHMKa, € Moro KoMepLinHo KoOH®IAeHLiINHOK
iHbopMaLuiero (komepuinHot TaeMHMUer). OBMexeHWn A0CTyn A0 BKa3aHoi iHhopMauii
Mae Ha MeTi 3axXMCT 3aKOHHWX NpaB BMPoOHMKa Ta 3anobiraHHA eKOHOMIYHOT Ta iHLW o1
wKoam BMpobHUKY (iHbopMaUito AoaaHOo 3rigHo 3ayBakeHb NepPBMHHOIT eKCNepTran).
Nikapcbknii 3acib BOCOpPUTUA NPOMOHYETLCA BKAOUUTK A0: [lepeniky nikapcbkux 3acobis,
MeanUHUX BUPoBiB Ta 4ONOMIXKHMX 3ac06iB A0 HMX, LLIO 3aKYNOBYHOTHCA 38 KOLUTU
AepKaBHOro 6raXeTy ANnA BUKOHAaHHA NporpaM 1a 34iMCHEeHHA LIEHTPaNi30BaHMX 3ax0Ais 3
OXOPOHMW 340POBR’A, 3aTBepaeHoro NocrtaHoso KMY Big 07.03.2022 N2 2162, 3 MeTotO
noKpaLLleHHA AKOCTI XXMTTA NauieHTIiB Yepe3 AOCATHEHHA KNiHIYHWUX pe3ynbTaTiB
(36inbLUEHHA 3POCTY Ta WBMAKOCTI POCTY, NPONOPLUINHICTb, 3MEHLLUEHHSA YCKNaaHeHb, LWo
6yae cnpuaTK ix GyHKLIOHANbHIN T cou,iaaniﬂ an.amgui]‘ nauieHTiB.
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