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BucHoBok
YIIOBHOBAK€HOT'0 OPraHy 3 AePKABHOI OiHKY MeJUYHUX TEXHOJIOTIi 3a
CKOPOYEHOI0 MPOoLeAYPOI0: iMirmonepasa

epacasna oyinka MeOudHUX MEXHON02I 3d CKOPOUEHOI0 NPOoYedypor0 3a 36ePHEHHIM
MO3 Vkpainu npogedeHa ynoGHOBAMCEHUM OP2AHOM 3 O0EPIHCABHOI OYIHKU MeOUYHUX
MmexHon02il 8ionosioHo 00 8umoe IlopsioKy nposedenHs 0epiHcasHOl OYIHKU MeOUUHUX
mexHo/o2il, 3ameepodcenoco nocmanosorw Kabinemy Minicmpie VYkpainu 6i0
23.12.2020 Nel300 ma cknaoacmovcsi 3 aHANi3y NOPIBHANbHOI epekmusHocmi
(pe3ynrbmamusrHocmi), 6e3nexu ma 6nau8y Ha 010xicem NIKApCbKo20 3ac00)y HA OCHOBI
oanux 3 6i0Kpumux Odxcepen iHgopmayii. Bucnosox ynosnosaxicenozo opeany 3
0epHCABHOI  OYIHKU ~MEOUYHUX MEXHONO02IU 3 CKOPOYeHOl0 Npoyedypord Mae
pexkomenoayitHuu xapakmep. Haoani dani y 6ucHo8Ky € akmyanoHumMu CmaHom Ha 0amy
11020 Ni020MOBKU.

1. Indopmanis npo aatry mNpoBeleHHS AEP:KABHOI OIIHKA MeIHYHHUX
TEXHOJIOTii 32 CKOPOYEHOK TMPOUEAYPOI0 3asBJIEHOI0 JiKapCchbKOro 3acoly:
30.06.2025.

Jlep>kaBHa OIlIHKa MeAMYHUX TexHosorid (mam - OMT) mikapcbkoro 3acoOy
IMITJTIONIEpa3a, MOPOIIoK JJisi po3uuny misa iHdy3ii, mo 400 O, 1 abo 5 ¢uakoniB 3
MOPOIITKOM y KapTOHHIN KOpoOI1i, 3a MOKa3aHHAM JIJIsl JTIKyBaHHS xBopoOu ["omie tum [y
JOpOCTUX TIALIEHTIB Ta AiTed, Oyma mpoBeaeHa 3a 3BepHeHHsM MO3 Vkpainu Ha
BUKOHAHHS MiANYHKTY 6 myHKTY 8 [Topsaky mpoBeIeHHs ACpyKaBHOI OIIHKK MEIUIHHIX
TEXHOJIOT1i, 3aTBepAkeHoro nocraHoBoro Kabdinery MinictpiB Ykpainu Big 23.12.2020
Ne 1300 (mami - Ilopsanoxk), (muctu MO3 Ykpainu Big 05.05.2025 Ne25/14470/2-25, Bin
22.05.2022 No25/16688/2-25). Takox BiamoBiaHo g0 aucta MO3 VYkpainu Bia
05.05.2025 No25/14470/2-25 'y naHOMy BHCHOBKY PO3IVISIHYTO TMHUTaHHS 010
MOXJIMBOCTI TIEPEBEJICHHS 3 IMIMIIONEpa3d Ha TaJiIIIoepady abo Belarirolepasy
JIOPOCJIMX TAIIEHTIB Ta AiTel 3 XBopooOoro ["omre Tum 1.
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VY 2022 pormi ymoBHOBaXXEHWM OpraHoM Oyno mpoBeaeHo nepkaBHy OMT 3a
CKOPOYEHOIO TPOIEIyPOI0 JIKAPCHKOTO 3ac00y IMITIIONepasa 3a THM K€ IMOKa3aHHSIM:
JUIs JTIKyBaHHS XBopoOu ['omre Tum I mopocnux maiieHTIB Ta AiTeHd Ta PO3TIISaaioch
MUTAaHHS I0J0 MOXJIMBOCTI TEPEBEACHHS 3 IMITJIIONEpa3d Ha Tajiriolepasy ado
BeJIarIIoNepasy JOPOCINX IMAIEHTIB Ta AiTeH 3 xBopoOoro [omre Tum I. BucHoBOK
YIOBHOBA)XCHOT'O OpraHy 3 Jep KaBHOI OIIHKA MEIUYHHMX TEXHOJIOTIH 32 CKOPOYCHOIO
npoleayporo: imirmonepasa Big 01.09.20221,

2. Indopmanis npo 3asiByieHui JikapcbKuil 3aci0

1) naiiMenyBaHHsa (mpi3Buime, iM’f, Mo O0ATbKOBi) 3asiBHUKAa Ta Ha3Ba
BHUPOOHMKA JIIKAPCHKOIO0 32c00Yy:

Cranom Ha 30.06.2025 B JlepkaBHOMY peecTpi ITKapChbKHX 3ac00iB:?

HEPE3NUM® 400 O/1, mopouok Jj1si TPUroTYBaHHS KOHIIEHTPATY ISl PO3UUHY TS
1H(y31i mo 400 OJ] o 1 a6o 5 dyakoHiIB 3 MOPOIIKOM Y KapTOHHIN KOPOOIT.

Bupoonuk: Jlonna biomomxkike, [ak., CILA; Ixenzaiim Ipiaang Jlimiten, [pmanmis;
Jxenzaitm Kopriopeiin, CIITA.

3asBHuk: [xenzaiim FOpon b.B., Hinepianau.

2) ToproBeJibHAa Ha3Ba JIKapCbKOIo 3aco0y:

HEPE3NM® 400 O/

3) MIZKHApPO/JAHA HENMATEHTOBAHA HA3BAa 200 CHHOHIMiYHE HAMMEHYBAHHS

imirmronepasza/Imiglucerase

4) ckyajx JiKapchbKoOro 3aco0y (air4i Ta J10MOMisKHI pe4OBHHM):

1 ¢nakon mpenapaty mictutb 400 O1* imirmonepazu™*;

1 M1 po3unny mictuth 40 O] (mpubauzno 1,0 mr) imirmrouepaszu (400 O1/10 mn).
*1 omuauus (O/l) mOpiBHIOE KIIBKOCTI EPMEHTY, sika KaTaji3ye riipoiii3 1 MKMOJb
CUHTETUYHOT0 cyocTpaty napanitpodenin B-D-rmokomnipanosu (pNP-Glc) 3a 1 xB npu
temmneparypi 37 °C.
¥ Imirmonepaza — e MoaudikoBaHa (opMa KHCIIOi [-TIIOKO3MIa3u  JIFOAUHH,
BurotosiyieHa 3a JJHK-pekomMOiHaHTHOIO TEXHOJOTIEI0 3 KIITUH SIEYHUKA KUTAHCHKOTO
xom’ska (Chinese Hamster Ovary), 3 Moaudikaiii€ro MaHO3W [JIs HAIUICHHS Ha
Makpodaru.

5) gopma BUIyCKY:

MOPOUIOK JJIs1 IPUTOTYBaHHS KOHLEHTPATY JUIsl pO3YUHY JUIs 1H(DY31id

6) crocid 3acTocyBaHHS JIKaAPCHKOI0 3aC00Y:

V 3B'SI3Ky 3 T€TEPOTreHHICTIO 1 MyJIbTUCUCTEMHICTIO XBOpOoOU [ o111e 103y npenapary
Iepesum® 400 O]l BM3HAYAIOTH IHAMBIAYaIbHO I KOKHOIO XBOPOIO 3 ypaxyBaHHSIM
KJIIHIYHUX TIPOsIBIB 3aXBOpIOBaHHS. byna mnoka3zaHa e(eKTUBHICTb pI3HUX CXEM
JIO3yBaHHS IIOJI0 JACSKMX ab0 yCiX HEHEBPOJIOTIYHUX TIPOSIBIB 3aXBOPIOBAHHSI.

https://www.dec.gov.ua/wp-content/uploads/2022/09/8.-vysnovok-upovnovazhenogo-organu-z-derzhavnoi%CC%88-oczinky-medychnyh-tehnologij-za-
skorochenoyu-proczeduroyu-imiglyuczeraza-vid-01.09.2022.pdf
2 http://www.drlz.com.ua/
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3acrocyBannsa noyaTkoBoi g03u 60 O/I/kr 1 pa3 Ha 2 THXHI TPU3BOIUTH JI0 TOKPAIIECHHS
reMaToJIOTIYHUX Ta BiCLEPAIIbHUX MapaMeTpiB yepe3 6 MICSAIIB BiJ MOYATKy Teparii, a
nogasipiue JTikyBanHs npenapatoM Llepesum® 400 OJ] synmuse mporpecyBaHHs a6o
3MEHIIIY€ TSKKICTh YPaKE€Hb KICTKOBOI cHUcTeMU. BBelneHHs HaWMeHIIoi J03H, siKa
ctaHoBuTh 15 OJI/kr Macu Tima 1 pa3 Ha 2 TWKHI, IPU3BOJUTH JO IOKPAIICHHS
reMaToJIOTIYHUX MMapaMeTpiB 1 3SMEHIICHHS MPOSIBIB OpraHoMerallii, MpoTe He BITUBAE HA
KICTKOBY CUMITTOMATHUKY.

CraHaapTHOIO CXEMOI JIIKYBaHHS € OJHOpa30Ba BHYTPIITHROBEHHA I1H(Y3is
npenapary Ilepesum® 400 OJ] xoxHi 2 THXKHI (Il TAKOXkK 3BUYANHA YacTOTA, ITPU AKil
oJiepKaHO OLIBIIICTh TaHUX).

[licnss po3uMHEHHA Ta PpO3BEACHHS TMpemapar 3acTOCOBYIOTh  LUISIXOM
BHYTpiIIHEOBEHHOT iHDY3ii. [Ipu nouarkosux indysisx Llepesum® 400 OJI ciig BBOAUTH
31 MBUAKICTIO HE Oubie 0,5 oquHuil Ha 1 KT Macu Tija XBoporo 3a 1 xB.

Mo>kHa pO3IJISSHYTH MOKJIMBICTH 3A1MCHEHHS 1H(Y31d B JOMAIIHIX YMOBax JUIs
MALI€HTIB, SIKI MPOTITOM JEKUIbKOX MICALIB J0OpE NEPEHOCUIIH JIIKYBaHHS MpernapaToM
Ilepesum® 400 OJI. PimeHHs mIpo MOXKIMBICTH 3iiCHEHHS NalicHTy iH(Y3id B
JOMAIITHIX YMOBaX CJI1JT IPUIMATH T1CIIs PETEIbHO1 OIIIHKH Ta 3T1JIHO 3 PEKOMEHIaIlisIMU
JmiKaps, SKAA TMPOBOAWTH TEparito MpenapaToM. 3idcHeHHs 1HQY31M mnpenapary
Lepesum® 400 O]l camuM mnanicHTOM a00 MOINISJAIBHUKOM y IOMAIIHIX yMOBAx
BHUMArae mpoXoJKEHHS BIJIMOBITHOTO HABYaHHS Y MEIMYHOTO CIEIiaIicTa y KIHIIII.

MenuyHuX npaiiBHUKIB IPOCATH PEECTPYBATH MAIIEHTIB 3 XBOpoOoto ['o1ie, B TOMy
YUCIIl 3 XPOHIYHUMH HEUPOHOMATUYHUMHU TIPOSBaMU 3axBoproBaHHs, y peectpl «ICGG
Gaucher Registry».

Jitu. Hemae notpedbu y KOpUTryBaHHI 1034 MIPU 3aCTOCYBAHHI MPENapaTy IITAM.

7) indopmaniss Npo HAsIBHICTH AEPKABHOI peecTpauil JiKapcbKoOro 3acody B
Ykpaini:

HEPE3MM® 400 O/I, peectpariitae nocsiguennas Ne UA/8659/01/02, tepmin aii
HeoOMexenwii 3 16.08.2018.

8) dapmakosoriuna gig JdikapcbKoro 3aco0y Ta KoOI 3a AaHATOMO-
TepaneBTUYHO-XiMiuHOI0 Kiaacupikamiero: 3acolOu, 110 BIUIMBAIOTH Ha TPaBHY
cucteMy Ta Metadosiuni nporecu. Enzumu. Kog ATX A16A B02.

9) noka3aHHsA 10 MeIUYHOT0 3aCTOCYBAaHHS, 32 IKUM MOIaBaJjiacs 3asiBa:

HepxaBny OMT npoBeneHo 3a CKOPOUYEHOIO MPOUEAYPOrO 3a 3BepHEHHSIM MO3
VYkpainu, o He nepeadayano nmoganHs 3asBu. Y nucti 3sepaerri MO3 (Bix 05.05.2025
No25/14470/2-25) Bka3zaHe oJIHE TTOKa3aHHS 10 MEAUYHOTO 3aCTOCYBaHHS: JJIsl JTIKYBaHHS
xBopoOu ['omie tun I Ta MOXKIIMBICTh MEpPEBEACHHS 3 IMITJIIONIEpAa3H Ha TaITIIOLEepasy
a00 BenarolIepasy J0poCauX MaIle€HTIB Ta AiTel 3 xBopoboro ['omie Tum 1.

10) moka3aHHs 10 MeIMYHOI0 3aCTOCYBAHHS BilIOBIAHO 10 iHCTPYKUIil A/
MeJIUYHOI0 3aCTOCYBaHHS, 3aTBepaAkeHol M3, 3a HasgsBHOCTI JepxaBHOI peecTpauii
JIKapChKOro 3aco0y B YKpaiHi:
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Lepesum® 400 OJ (imirmonepasa) MoKasaHui Ul TPUBAIOI (PePMEHTO3aMiCHOI
Teparnii XBOpHX 3 MMITBEPHKEHUM J1arHO30M XBOpoOH I'o1ie HeHEHPOHOIIATUYHOTO TUITY
(tun I) abo xpoHiyHOTO HeMpoHonatuuHoro Tumy (tui I11), siki MarOTh KIIHIYHO 3HAYYIII
HEHEBPOJIOTT4HI MPOSBU XBOPOOHU.

J10 HEHEBPOIOTIYHUX MPOSIBIB XBOpOoOU ['o111e HalleKaTh:

- aHewmis (TIicis BUKITIOUCHHS 1HIUX 11 IPUYUH, 30KpeMa JAeIiuTy 3ai1i3a);

- TPOMOOIIMTOIICHIS;

- XBOPOOHM KICTOK (TIIC/Isl BUKJIFOUEHHS 1HIINX TPUYHH, 30KpeMa AedIUuTy BiTaMIHY

D);

- remaroMeraiis abo CIIeHOMeralis.

11) indgopmanis npo HAsBHICTHL NOKAa3aHb 0 MEIMYHOI0 3aCTOCYBAHHA
JIKApPCHKOTro 3ac00y 1Jisi BAKOPUCTAHHSA Mi/l YA€ HAJTAHHS MeIMYHOI J0NMOMOTH NPH
CTaHaX, 110 3a3HA4YeHi y NPiOPUTETHHX HANPSAMAX PO3BHUTKY cdepu 0XOpPOHU
310POB’S1:

VY mucti 3BepHenHi MO3 Bix 05.05.2025 Ne25/14470/2-25 3a3HayeHo, IO Ha
BUKOHAHHS MANMYHKTY 6 myHKTY 8 [lopsinky € HEoOXIAHICTh MPOBEIEHHS JEp>KaBHOI
OMT 3a CKOpPOYEHOI MPOLEIYPOI0 INOJO JIKAPCHKOTO 3aco0y iMirjronepasa s
nikyBaHHs xBopoou ["omre Tum 1.

XBopoOa [Nome Bxonuth 10 “Ilepeniky pigkicHux (opdaHHUX) 3aXBOPIOBaHb, 1110
IPU3BOJISTH 10 CKOPOUCHHS TPUBAJIOCTI JKUTTS XBOPUX a00 iX 1HBaIIIU3AIlIT Ta IS SIKUX
ICHYIOTh BHM3HAHI METOJM JIKyBaHHA , 3aTBepikeHoro Hakazom MO3 Vkpainu Bix
27.10.2014 Ne7783,

3abe3neyeHHsl JIOCTYIy MAIll€HTIB, SIKI CTPaXKJalThb Ha piakicHi (opdaHH1)
3aXBOPIOBAHHS, JI0 JIKAPCHKHUX 3aC001B, MEAUYHUX BUPOOIB Ta MPOIYKTIB CIELI1AIBHOTO
JIKYyBaJIBHOTO XapuyBaHHS € OJAHI€I0 13 ckianoBux «[lmaHy 3axofiB o0 peanizaiii
Konmeniiii po3BUTKYy CHUCTEMH HAJaHHS MEAWYHOI JOMOMOTH TMAallieHTaMm, sKi
CTpaxaaroTh Ha piakicH1 (opdanHi) 3axBoptoBaHHs, HA 2021-2026 poku». MeToto 11i€i
KoHuenuii € 3MEHIIEHHS CMEPTHOCTI BiA PIAKICHUX (OppaHHUX) 3aXBOPIOBAHb,
MIJBUIIEHHS. SKOCTI JKUTTS TAIlIEHTIB, $KI CTpaXAgaloTh Ha piakicHl (opdanHi)
3aXBOPIOBAHHS, UISIXOM 3a0€3MeYeHHS CIPABEIJTMBOTO Ta PIBHOTO JIOCTYITY JI0 SIKICHOT
MEJMYHOI JOITOMOTH TaKUM TalliEHTaM, 30KpeMa JI0 SIKICHUX, €)eKTUBHUX Ta O€3MEeYHNX
JKapChKUX 3aC001B /ISl JIIKyBaHHS PIAKICHUX (OppaHHUX) 3aXBOPIOBAHb, 10 MEANYHUX
BUpPOOIB Ta TMPOAYKTIB CHEI[aIbHOTO JIKYBaJbHOTO XapuyBaHHs, a TaKOX
MICUXOJIOTIYHOTO cynpoBoy. Mera 1 i miei Konnenii Binnosigatots Linsm cranoro
po3Butky Ha 2016 — 2030 poxwu, 3aTBepakeHuM [lopsiAkoM TEHHUM B Taily31 PO3BUTKY
Ha Camiti OOH, mo BinOyBcsa y BepecHi 2015 poky B pamkax 70-i cecii I'enepanbHOi
Acam6nei OOH”.

3 https://zakon.rada.gov.ua/laws/show/z1439-14#Text
4 https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
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3. BUCHOBOK YNOBHOBA’KEHOI0 OPraHy HIOAO Pe3YJbTATiB MOPIBHAJIBHOI
eekTUBHOCTI (Pe3yJIbTATUBHOCTI), 0e3neKH, ePeKTUBHOCTI BUTPAT HA JIKApPChKUii
3aci0 Ta aHAMI3Y BIUVIMBY HA NMOKA3HUKH OKOIAKETY

1) naHi 010 MPIOPUTETHOCTI 3aXBOPIOBAHHS (CTAHY)

XBopobOa ['omre—1e pijKicHa CrajJKoBa Ji30COMHA XBOpoOa HAKOIMHWYCHHS, IO
oxormtoe Tpu ocHoBHl ¢opmu (tunum I, II 1 1III). Bunpinisgiore Takox
deTanbHy/HEOHaTaIbHy a00 TEpUHATAIBHO-JIETAIbHY (OpMY Ta CEpLEeBO-CYIUHHY
dbopmy (abo anrmiicekoro Gaucher-like disease). Knacudikaris 3a Tunamu 3acHoBaHa Ha
CTYNEHI TSHKKOCTI ypaKeHHS HEPBOBOi CHCTEMH, BiIll Je0IOTYy XBOpPOOM 1 TemImax
MpOTpecyBaHHsS 3aXBOPIOBaHHsI. XBOpoOa BMHUKAE depe3 myTarnii B reri GBA (1g21),
SAKUW KOJIye JI30COMHUHN (epMeHT, riarokorepedpos3nmasy abo B IyKe PIAKICHUX
Bumagkax reH PSAP, sxuit komye ioro Oiumok-aktuBatop (camosun C). Jledimur
TIIIOKOLIEpeOpO3uaa3u MPU3BOAUTh O HAKOMUYEHHS BiJIKIAACHb TIIIOKO3WILIEpaMimLy
(abo Oeta-ritokorepeOpo3nay) y KIITUHAX PETUKYJIOCHIOTET1aIbHOT CUCTEMU TIEUY1HKH,
CeJIe31HKH Ta KICTKOBOro MO3Ky (kmiTuHM ['omie). [lepegada 3axBoproBaHHSI ayTOCOMHO-
peniecuBHa. 3a MixkHapogHOtO Kiacudikamiero BOO3 MKb-11 mae kox 5C56.0Y (Other
specified sphingolipidosis)®.

KitiHiuH1 posBY 3aXBOPIOBAHHS yKe pI3HOMaHITHI. Y ci popmu xBopoou ['oiie He
MaloTh TEHACPHUX BIAMIHHOCTEH, ii 3 OJIHAKOBOIO YACTOTOIO CIIOCTEPIraloTh SIK Yy
YOJIOBIKIB, Tak 1 B XKIHOK. XBopoOa ['ome I tumy (90% BumankiB) € XpoHIYHOO 1
HEHEBPOJIOTTYHOI0 (POPMOIO, TOB’S3aHOI0 3 OpraHOMEraiie€ro (celie3iHKa, IeYlHKa),
aHOMATISIMU KICTOK (O171b, OCTEOHEKPO3, MATOJIOTI4HI IepesioMu) Ta nuroneniero. Tum 11,
rocTpa HeMpomaTuyHa, XapaKTepU3y€eThCS PaHHIM MOYATKOM, IIBUIKO MPOTPECyIUOI0
TUC(hYHKIIEIO CTOBOypa MO3KY, OpraHOMETAJIIE0 1 TPU3BOAUTH 0 CMEPTI y Bill J10 2
pokiB. Tun III, migroctpa HeiiponatmyHa ¢dopma, Bpakae nited abo MIUITKIB 1
XapaKTepU3y€EThCs MPOrPECYOUOI0 eHlledanonaTieto (OKOPyXoBa arpakcisi, enijaencis Ta
aTakcig) i3 CUCTEMHMMHM TPOSBAMH, SKi CIIOCTEPIraloThesa i mpH 1-My THIi XBOpoOH®.
[TepunaranbHo-neTanbHa ¢dopma xBopoOa [omie 3ycTpiyaeTbes MeHiie HDK y 5%
narieHTiB. Llet Tun gyxe BakKKUM 1 1MOB’sA3aHUM 31 CMEPTIO 10 3-MICAYHOTO BiKy a00 B
yTpo61 marepi. CepiieBo-cyauHHa ¢opMa Xapaktepusyerbes ypaxkennsm [[HC,
HANIPUKJIaJ, OKOPYXOBa ampakcis, I1HIII CHUMITOMH BKIIOUAIOTh KaJbIU(IKAIIIIO
MITpPaIbHOIO Ta A0PTAJABHOIO KJIANAHIB, IOMYTHIHHS POTiBKM Ta CILIEHOMETAII0 .,

3a nmaHMMH BIJKPUTOTO JpKepena iHdopmallii mpo PIAKICHI 3aXBOPHOBAHHS
OrphaNet® mommpenicts xBopo6u T'ome cranosuts mpubmuseo 1/100 000. Piuna
3aXBOPIOBAHICTh Ha XBOpoOY [ o11e y 3aranbHii nomyJsiii ctaHoBUTh 01u3bko 1/60 000,
asnie BoHa Moxke gocsrat 10 1/1 000 y eBpeiB aiikeHasi (TOOTO CXiTHOEBPOIEHCHKOTO,
LEHTPAIBHOTO 1 MIBHIYHO €BPONEUCHKOTO MOXOIKEHHS).

® https://icd.who.int/browse11/I-m/en#/http%3a%2f%2fid.who.int%2ficd%2fentity%2f1875237176%2fmms%2fother
®https://www.orpha.net/consor/cgi-
bin/Disease_Search.php?Ing=EN&data_id=644&Disease_Disease_Search_diseaseGroup=Gaucher&Disease_Disease_Search_diseaseType=Pat&Dise
ase(s)/group%200f%20diseases=Gaucher-disease&title=Gaucher%20disease&search=Disease_Search_Simple

" https://rarediseases.org/rare-diseases/gaucher-disease/#references

8 https://www.orpha.net
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https://rarediseases.org/rare-diseases/gaucher-disease/#references
https://www.orpha.net/
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BiamoBimHo 10 nmanux, HamaHmx y npomatky mo jucta MO3 Big 22.05.2025
Ne25/16688/2-25 ctanoM Ha JAaTy MIATOTOBKM BHCHOBKY, KIJIBKICTh TMAIl€HTIB 3
xBopoOow [ome Tumy I, siki moTpeOyrOTh 3aCTOCYBAaHHS IMITIIIONEpa3u B YKpaiHi
CKJIa1a€e ).

2) [ma”Hi mOAO0 JAOCTOBIPHOCTI Ppe3yJbTaTiB NOPIBHSAVILHOI  KJIIHIYHOI
eeKTHBHOCTI Ta 0e31eKH 3asIBJEHOI0 JiKapChKOro 3aco0y. Onuc (mpeacraBjieHHs )
3a3HAYEHMX pe3yJbTATIiB

VY 2022 poui Oyno mpoBeaeHo nepxkaBHy OMT 3a cKOpo4eHOIO MPOLETYpPOIO
JKApChKOro 3aco0y IMITIolepa3a, BUCHOBOK YIOBHOB)XEHOIO OPraHy 3 JIEpaBHOI
OLIIHKU MeauuHuX Texuosorii Big 01.09.2022.

Indopmanis moa0 HAABHOCTI JIKaPCHKOro 3aco0y iMiriwounepasa B rajgy3eBUX
CTaHAapTax YKpPaiHu Ta MIXKHAPOAHUX KJIIHIYHUX PeKOMeHAisIX

3 METOI0 aHaJI3y PEKOMEHAIIH 00 3aCTOCYBAaHHS IMITIIIOLIEPA3H JIJIsl JIIKyBaHHS
xBopoOu ['omie Tuny | mpoBeneHO OHOBJIEHUW MOLIYK TPETUHHUX JKepen iHpopmallii
II0JI0 J0KA30BUX JAHMX Ha caiWTax MDKHApOAHUX NMpOoQUIBHUX OpraHizauii, y 0azax
nanux PubMed, Trip Database, a Tako MOIITYK TaTy3eBUX CTaHJIAPTIB Y cpepi OXOpPOHH
3I0pOB 51 YKpaiHu.

B pe3ynbpTaTi MOBTOPHO NPOBEIECHOTO IMOIIYKY BCTAHOBIEHO, IO 33 JaHUMU
PEECTPY MEIMKO-TEXHOJIOTIYHUX JOKYMEHTIB 31 CTaHJIapTH3allli MEIUYHOI JIOMOMOTH
HassBHUN OHOBJEHUW YHiikoBaHMII KJIIHIYHMHA NPOTOKOJ TEPBHHHOI Ta
creniajizoBaHol MeaIM4HOI gomoMoru “Xsopod6a I'ome”, 3arBepmKeHUN HaKa3OM
MO3 Bix 04.01.2023 poxy Ne 12°. BiamosigHo 10 IPOTOKONY CHELialbHE JTiKyBaHHS
nauieHTiB 3 xgopoooro [Nome tumy I Ta III 3aiiicHIOETBCA 32 1O0MOMOTOK0 (PEPMEHTHOI
3amicHoi Tepamii (gam — ®3T). o mikapcbkux 3aco0IB pecypCHOro 3a0e3nedyeHHs
HaJleXKaTh IMITIIIOIEpa3a, Benaritonepasa aabda, Taniriaonepasa aiboda.

Jlo3y miaOuparoTh 1HAMBIAYaIbHO BIJMOBIIHO A0 KJIIHIYHOTO CTAaTYyCy Malll€eHTa Ta
HOro MOJIEKYJIIPHO-TEHETUYHUX TMIOKA3HUKIB. 3a HEOOXIJHOCTI MPU3HAYAETHCS
CUMIITOMATUYHE JIIKYBaHHS.

[Tpuznauenns ®3T 371HCHIOETHCS B 3aKJIa/ll OXOPOHH 3JI0POB’ S, BABHAUCHOMY JIJISI
HaJaHHS MEAMYHOI JOTIOMOTH MallieHTaM 3 XBopooOoto [ore.

Ioka3zanns 1o noyarky ®3T y niTeil 3 HAABHICTH CHMIITOMIB

HasiBHicTh 0j1HOTO 200 O1IbIIE 3 HACTYITHUX KPHUTEPIiB:

BCTAHOBJICHHS J1arHO3Y XBOPOOU 3 HASIBHICTh CUMIITOMIB /10 18-pidHOTO BiKY

Tsokka anemist (Hb <8 mr/mn)

TsKKa TpomOonmToneHis (<60000 kiiTrH/MIT)

nerkoruTa <3000 KmTHH/MIT

CUMIITOMHA MaTOJIOT1s KICTOK (KICTKOBI KPHU3U Ta OCTEOHEKPO3 B AHAMHE31)

aKTUBHA MaTOJIOT1s KICTOK (MOKe OyTH aCUMIITOMHOIO)

3HUKEHHS IIBUAKOCTI POCTY Ta/abo 3aTpUMKa pOCTY

®YHidixoBanuil KITiHIYHMH TPOTOKON IEPBUHHOT Ta CTIENiaNi30BaHOi MEMYHOT jonomMorH “XBopoba ['ome”, 3aTBepmkennii nakazom MO3 Bix 04.01.2023
poky Ne 12, https://www.dec.gov.ua/wp-content/uploads/2023/02/43555-dn_12_04012023_dod.pdf
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3aTpUMKa CTaTeBOIO JO3pIBaHHSA

HAsBHICTh PIAHUX OpaTiB 4u cecTep 3 THKKUM IMepediromM 3aXBOPIOBAaHHS, IO
notpeOyroTh npu3HayeHHss O3T

TEHOTHUII, 1[0 BUKIMKAE TSKKUW Mepedir 3aXBOPIOBAHHS (HAMPUKIAJ, HASABHICTh
myTaiii L444P au D409H)

3picT <5-TO NepeHTHII a00 CYTTEBE 3MEHIIICHHS IIBUIKOCT1 POCTY

Z-TI0OKa3HUK MiHEpaIbHOI II1IJILHOCTI KICTKOBOI TKAaHWHM HIK4e 2,0

00’eM cene3inku >2,0 MN, 00’em neuinku >2,0 MN

Kpurepii Buxkirovenns: (mpunuaedas) ©3T

KpuTepii Buxmtouenns 3 mporpamu jgikyBanas @3T npu xBopoobi ["ome:

1) XBopo6a I'omie, Tun 11 (rocTpuit HEUPOITATUIHMIA THTI);

2) Tsokki 1MOOIYHI eeKTH, TOB’s3aHi 3 BBEICHHSAM JIKAPCHKOTO 3aco0y, Mo
YHEMOKJIUBIIIOIOTH poBeieHHs P3T;

3) BincytHicth kminiuHOrO edekry Big D3T y 3B’sI3Ky i3 CHCTEMAaTHYHHM
MOPYIICHHSAM PEKUMY JIIKYBaHHS, a caMe: HeJJOTPUMAHHS MMPU3HAYEHOTO JIIKyBaHHS Ta
1HTEepBaTy MIXK BBEICHHSIMHU JIIKAPCHKOTO 3aC00Y;

4) [opyiieHHs peXKUMY JUHAMIYHOTO KOHTPOJIIO CTaHy 370POB’S Ta C(EKTUBHOCTI
JKyBaHHS (BIJICYTHICTb JUHAMIYHUX OTJISAJIIB Ta 0OCTEKEHb 3T1IHO 3 IPOTOKOITY O1JIbIIIe
OJHOTO POKY);

5) HasiBHICTh 1HIIOTO 3aXBOPIOBaHHS, M0, SK OOIPYHTOBAHO BBAXKAETHCH,
MOTIPIIUTH BIJMOBIIL HA TEPAITiLo.

Kpurepii ouinkn epexruBnocti 3T

BusHaueHHsIM €(QEKTHMBHOTO JIIKYBaHHS € 3MEHIIEHHd a00 BIJICYTHICTh
MPOTPECYBAaHHSI AaKTUBHOCT1 XBOPOOH, MPO 110 CBIIUNTH CTAO1II3a1lisl KIIHIYHOTO CTaHYy,
MOB’s13aHA 31 3MEHILIEHHAM CUMITOMIB, SIK1 CIIOCTEPIrajJiCh HA MOYATKY JIIKYBaHHS.

Ouinka edexktuBHOCTI P33T mpoBOAUTHCS HE paHille, HIX 4yepe3 6 MiICALiB 3
MOMEHTY IT0YaTKy, 32 YMOBH JIOTPUMAHHS JIIKYIOUHUM JIIKQpeM CXEMH JIKYBaHHS Ta 031
npemapary.

Omninka epexktuBHOCTI 3T npoBoauThes B HIACII “OxmaTaut” He pijiie, Hix ABiYl
Ha PIK Ta B 3aKJIaJ{l OXOPOHU 37I0POB'S, BUBHAUYEHOTO JIJIsl HAJJaHHSI MEIUYHOT JOTIOMOT'U
narienTam 3 xBopo0Ooto ['ome, ae 3aiticHioeTbes npoBeneHus O3T, mix yac mpoBeIeHHS
BHYTPIIIHHOBEHHUX 1HPY31H.

Imirmoniepaza He BKimodyeHa 10 17 Bumycky JlepskaBHoro ¢opmyJsipa
JikapcbKHX 3a¢006iB (Haka3 MO3 Vkpainu Bix 13 uepsus 2025 Ne 971)%,

3a pe3yslbTaTaMy MOBTOPHOIO IMOLIYKY MIi’KHAPOJAHMX KJIHIYHMX HACTAHOB Ta
HACTAHOB HAYKOBHUX TOBAPHCTB iHO3eMHHX KpaiH HOBUX JAaHMX HE 3HAWJICHO.
BianoBigHo 10 MIDKHApOAHUX TPETUHHMX JHKEpell, AeTanbHa iH(OpMallis 3 SIKUX BXKE
OyJia mpecTaBiieHa y BUCHOBKY YIIOBHOBaXKEHOTO opraHy 3a 2022 pik, BCTaHOBJIEHO, IO
iMirronepasa (Ha PpiBHI 3 TallIIolepa3o aibdpa Ta Belarialepa3on aibdha)

Ohttps://moz.gov.ua/uk/decrees/nakaz-moz-ukrayini-vid-13-06-2025-971-pro-zatverdzhennya-simnadcyatogo-vipusku-derzhavnogo-formulyara-likarskih-
zasobiv-ta-zabezpechennya-jogo-dostupnosti
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pexomenoBaHa B sikocti @3T sk mepina diHisA JIKyBaHHS MaIieHTIB 3 XBopoOoto ["ormre
tany | 3a Tanumu:

- XBopoO6a T'ome. Pexomengamii momxo0 JiarHOCTHMKHW, JIKYBaHHSI Ta
MOHITOPUHTY, Ppo3podjeHi IlobChbKMM  TOBAPUCTBOM  IeMAaToOJIOril  Ta
TpaHcdysioorii Ta IHcTHTyTOM remaroJiorii Ta TpaHcdysioaorii, 2017. Piotr
Hasinski et al. Choroba Gauchera — zalecenia dotyczace rozpoznawania, leczenia i
monitorowania, Acta Haematologica Polonica. Polskie Towarzystwo Hematologow
i Transfuzjologow, Instytut Hematologii i Transfuzjologii''. B nanuii yac ocHOBHMM
TepaneBTUYHUM Tmigxogom € O3T, mo BkIOYae BHYTPIIITHROBEHHE BBEACHHS
pexoMOiHaHTHOI Tmokonepedpo3uaasu. Y OunbmocTi Bumangkie P33T abcomoTHO
Oe3mnedHa 1 JuIIe BKpal pifko BUKIMKaE 1moo6iuHi epektu. [Ipubnusno y 15% Tux, xT0
npuiiMaB iMirmonepasy (mani 1134 marientiB) i MeHme 1% THx, XTO mpuiiMaB
Besarionepasy anbda (mani 289 marieHTi), yrBoproBayiich antutina 1gG. Jlyxe piako
aHTUTUIa 70 IMinmonepas abo Benariwolepasu aidb(da MOB’A3aHl 31 3HIKEHHSIM
KJIIHIYHOT €()eKTUBHOCTI. 3B1JICM BHUCHOBOK, IO IX BU3HAUEHHS CJiJ MPOBOJIUTU HE
PYTHHHO, a JIUIIE B OKPEMUX CUTYAIlIsIX MPU NMPUAHATTI PIIICHHS PO 30UIBIICHHS 103U
a00 BU3HAYCHHS HEJOCTATHHOT €(h)EKTHUBHOCTI JIIKYBaHHSI.

- Koncencycnux pexomenaamiii Pooouoi rpynu 3 xsopoou I'ome ToBapucrna
Inpgilicbkoi akaaemii MeanuHoi reHeTuKHU Ta IHailicbkoi akagemii negiaTpii, 2018 p.
Diagnosis and management of Gaucher disease in India - consensus guidelines of the
Gaucher Disease Task Force of the Society for Indian Academy of Medical Genetics
and the Indian Academy of Pediatrics.'>. ®3T pekoMOiHaHTHMM (hepMEHTOM
IMIrJIIoIiepa3a cxBajieHa B IHAIT 1 3aCTOCOBYEThCSl Ui JIIKYBAaHHS TAIIEHTIB 3
HiATBEPAKEHUM J11arH030M XBopoOu ['omie 1-ro Tumy Ta BicliepadbHUMU MPOSIBAMU MTPU
3-omy Turi. 3actocyBanHss ®3T: ®3T - nmokuTTEBA TEpamis, sika BBOAUTHCS Y BUTIISIL
BHYTpIIIHbOBEHHOI 1HPY31i 1 pa3 Ha 14 guiB. CranmaptHa ao3a 3T Ha moyaTky
craHoButh 60 OJ] Ha kr macu Tina. SIKIIO JOCTYHHICTH JI0 JIIKAPCHKOTO 3acoly
oOMekeHa, MOXKHa 3aCTOCOBYBATH Mo4yaTKoBy 103y 30 OJ] mis giTeit 3 MEHIIIO0 Baroto,
ajie 103y CJIiJT 301IbIITYBATH, SIKIIO 111 JIIKYBaHHS HE HocArHyTo. Ontumainbhia go3a 3T
MOBHWHHA OyTH 1HIWBITyaJbHOIO JIJIs MAIEHTIB 1 3aJISKUThH B MacH Tija Ta BIATIOBIII Ha
O3T.

- HanioHaJIbHOTO MPOTOKOJY aiarHOCTHKH Ta JikyBaHHs (PNDS) xBopoou
I'ome. Komirery 3 ouninkm JjikyBaHHs xBopoOu I'ome, ®@panuis, 2022. Protocole
National de Diagnostic et de Soins (PNDS) Maladie de Gaucher. Comité
d’Evaluation du Traitement de la maladie de Gaucher, 2022 Cneundiune
JNiKyBaHHS XBopoOu ['omie 3a3Buuail TpuBaje, NMEpepUBaHHS JIIKyBaHHS 3a3BUYAl
NPU3BOJUTL IO BIAHOBJICHHS KJIHIYHUX O3HAK, SKOMY TIepeay€ BIJHOBIICHHS
6iomapkepiB. Hapa3si € nBa npencrasauka ®3T, ski goctynHl y Opaniiii: iMiraonepasa
1 Benarmonepasa anbda. @3T BBOAATH HUISIXOM BHYTPIIIHHOBEHHOI 1H(PY311 KOXKHI J1Ba

1 https://doi.org/10.1016/j.achaem.2017.10.001
12 https://www.indianpediatrics.net/feb2018/143.pdf
13 https://www.has-sante.fr/upload/docs/application/pdf/2022-05/pnds_maladie_de_gaucher_cetg_avril_2022.pdf
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THXKHI B ICHHOMY CTaIllioHapi abo Baoma 3a OaxanHsaM nauienta. @3T e nepioro JiHi€ro
tepanii xBopobu ['ome I Tumy. Ilepexin 3 ogHOTrO JKapChKOTO 3aco0y Ha IHIIWAN Y
nikyBaHHI xBopoOu ['omie Ttumy | mMoxke OyTH pO3TISHYTUH Yy BUTAAKaX BUHUKHCHHS
no61YHMX e(eKTiB a00 HEMepeHOCUMOCTI Mpenapary; Mpu TUMYAcoBid a00 MOCTIHHIM
BIJICYTHOCTI JOCTYMY J0 Mpenapary (HampuKIIa, y 3B'I3Ky 3 MepeOosMH MOCTayaHH:);
3a OakaHHSAM IaIlieHTa, 30KpeMa SKIIO BiH BIJJA€ epeBary nepopaibHii Teparrii; Ko
OUIKYEThCS €KBIBaJeHTHa a00 Kpamia e(eKTUBHICTh Ta Oe3leKka HOBOrO Ipemapary y
KOHKPETHOTO TAIliEHTA.

Pimenns npo nepeBeieHHs MPUUMAETHCA MYJIbTHAUCIIUTLIIHAPHOIO KOMICIEIO MiCIIS
IHIUBITyaJIbHOI OIIHKK KJIIHIYHOTO CTaHy TMaIli€eHTa, TUHAMIKH Iepediry XBopooOw,
1a00paTOPHUX Ta THCTPYMEHTAILHUX MMOKA3HUKIB, a TAKOX MPUXIIBHOCTI JI0 JIIKYBaHHS.

YHOBHOBaXEHMM  OpraHoM  OyJi0  3HAJIEHO OHOBJIEHI  peKoMeHAalil
Jenapramenty oxopoHu 310poB'st ABcrpaJii 2024 poky Ilporpama “Jliku, mio
PATYIOTH KUTTHA” — XBopo0a I'owte (Tum I) (Guidelines for the treatment of Gaucher
disease through the Life Saving Drugs Program, 2024),

i pexoMeHa11ii MiCTSTh 3arajibHi, TOYaTKOB1 Ta ITOTOYHI BUMOTH 100 OTPUMAaHHS
JIOCTYITY JIO TIEBHUX JIKAPChKUX 3ac001B /I JiKyBaHHs xBopoOu ["omre (Tun 1) y pamkax
[Iporpamu «Jliku, mo pATyOTh KUTT» (naii - [Iporpama).

Bubip nikyBaHHs

Jlikapi MOXYTh TOJIaTH 3aITUT HA HAWOLIBII BIAMOBIIHUHN MIpenapar JUisl JTIKyBaHHS
narieHTa. Ycl HmalleHTH, K1 po3noYyaid MpUUoM Ipenapary ado nepednuiv Ha 1HIIHMA
npemapar B pamkax [Iporpamu, MOBHHHI 3aluIIaTHCS HAa TOMY CaMOMYy Mpemnapari
MPOTATOM I[OHaiiMeHIe 12 MicsIiB, SKIIO HeMae 00 €KTUBHMX KIIIHIYHHUX O3HaK
MOCTIAHOTO KJIIHIYHOTO MOTIpIICHHS a00 3HaYHUX MOOIYHUX PEaKIIiii.

MakcumanbHa 71032 IMITIIIOLEpa3y, sIKy MOKHA OTpuMaTu B pamkax [Iporpamu,
ctaHoBuTh 60 OJI/kr 1 pa3 Ha qBa THXKHI.

Hiarno3 xBopoOu Tome (tunm [) noBuHEH OYTM BCTAHOBJIECHUU HUISIXOM
JIeMOHCTpalii cienudigHoro nediruTy aKTUBHOCTI (hepMEHTY TIIIOKOIepeOpo3nIasu B
JerkonuTax abo KyJabTHBOBaHMX (hiOpoOiacTax mKipu ado HAsSBHOCTI MyTailii B T'eHl
rIIoKonepeOpo3uia3u, fKka, SK BiOMO, IPU3BOAUTH 10 CEPHO3HOTO AChIIUTY
aKTUBHOCTI (PEpMEHTY B TKaHMHAX a00 JeHKoIuTax nepudepuyHoi Kposi.

[TouyaTkoB1 KpUTEPii MPUMUHATHOCTI: MAIIEHT 13 CAMITOMATHYHOIO XBOpoOoto [ore
Tut | TOBMHEH MaTH MpUHANMHI OJIMH 13 HACTYITHUX MPOSBIB 3aXBOPIOBAaHHS, 1100 MaTH
npaBO Ha JIIKyBaHHS  IMITJIIOIEPA30l0,  BeJarIiolepa3or,  TajirIolepasoro,
eJITIIYyCTaTOM:

- YpaXKeHHS KICTOK, 1[0 OLIIHIOETHCS Ha OCHOBI KIIIHIYHUX CUMIITOMIB, OOCTEXECHHSI
ckenera ta MPT;

- TEMaTOJIOTIYH1 YCKIaAHEHHs: TeMoryiooin <105 r/n mnsa xinok 1 < 115 /i ans
YOJIOBIKIB (IpUHANMHI 2 BUMIPIOBaHHSA 3 IHTEPBAJIOM OUIbIlE HIXK 1 MICALb 1 BUKITIOYEH1

4 https://www.health.gov.au/sites/default/files/2024-09/life-saving-drugs-program-gaucher-disease-type-1-guidelines.pdf
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HII TPUYMHU, HATTPUKIAJ, AeIiuT 3amisa); ado KipKicTh TpoMOouuTiB < 120 x 109/n
MpUHAMMHI 2 pa3u (3 iHTepBaioM Olibine 1 Micsiis);

- IUIYHKOBO-KMINKOBI yckjamHeHHs: oO'em meuinku (KT a6o MPT) y 1,25
nepesuiye Hopmy abo 06’eMm cene3inku (KT ado MPT) y 5 pasiB niepeBuiiye Hopmy.

JlikyBaHHs 3a iep>kaBH1 KOIITH B paMKax [Iporpamu Moske mpojoBKyBaTHUCS, SIKIIIO
HE 3aCTOCOBYETHCS OJJHA a00 IEK1IbKA 3 HACTYITHUX CUTYAIllil: HeJOTPUMAaHHSI HAJIC)KHUM
YUHOM CXEMHU JIIKyBaHHS;, HEHAJJaHHS JaHUX, KOIIi Pe3yJIbTaTiB TECTY Ta €JIEKTPOHHOI
tabmuii MS Excel natienTa 3 xBopo6oto 'omie (tum 1), mo cBiguath npo eheKTUBHICTH
Tepamii; Tepamis HE TOJIETIIye CHUMIITOMH 3aXBOPIOBaHHS; PO3BUTOK O3HAK, IO
Y3rO/UKYIOTBCA 3 HEHpPOHOMAaTHYHOI0 (POpMOI0 XBopoOu [omie (OMUCTOTOHYC, CyIOMH,
OynpOapHa AWCQYHKINIS, TOTIPIICHHS IHTEIEKTyanbHOI (yHKII abo TOTIpPIICHHS
PYXOBHX HAaBMYOK); y MallieHTa € cepiio3Hl MOOIYHI peakiiii, moB's3aHi 3 iHDy3i€t0, 5K
HEMOKJIMBO 3aMO0IITH NUISIXOM BIANOBIAHOI MONEPEIHBOI Tepallii Ta/ab0 KOPUTYBAHHS
HIBUJKOCTI 1H(Y31i; Y Nall€HTa PO3BUBAETHCSA 1HIIE HEOE3NEUHE NI )KUTTS a00 TSHKKE
3aXBOPIOBAaHHS, HA JOBTOCTPOKOBUH MPOrHO3 sikoro HaBpsA uu BiumHe O3 T; y namienrta
PO3BUBAETHCS IHIIMM MEAUYHUN CTaH, KU MOKHAa OOIPYHTOBAaHO OYIKYBAaTH, LIO
NOCTaBUTh MiJ 3arpo3y peakuito Ha @O3T; yMoBH, IO 3a3Ha4yeHI Yy KpUTEPISIX
BukioueHHs. Y [lporpami BiicyTHI KpUTepii Ta yMOBH NIEPEBEACHHS MAII€HTIB 3 OJTHOTO
JiKapcbkoro 3aco0y Ha iHmwmi (cepen npeactaBHukiB O3T).

Indopmania moOa0 NOPIBHAIBLHOI KJIIHIYHOI edeKTHBHOCTI Ta Oe3leKu
JiKapchKkoro 3aco0y IMiTJifoniepasa y TMOpPIBHSHHI 3 BeJarimoiepasor ainbda Ta
TaJIIIIIoepa3oro anbda

3 METOI0 NPOBEIEHHS aHalli3y NAaHWX MOPIBHAJIBHOI KIIIHIYHOT €()EeKTUBHOCTI Ta
Oe3MeKu IMITJTIoIepa3y MOPIBHIHO 3 TATIIIIIONEPa30t0 anbk(da Ta BeJariolepa3or anbdha
IpH JiKyBaHHI XBopoOu ['omie Tuny I y qopocnux ta niteid ymoBHOBaKEHUM OPIaHOM 3
nepxaBHOi OMT 311iiCHEHO OHOBJIEHHI MOUTYK BTOPUHHMX JIKEPEI JOKA30BUX JaHUX Y
6a3ax nanux PubMed, The Cochrane Library database.

KuiniyHe nUTaAHHSA: BUBYUTH KIIIHIYHY €(PEKTUBHICTh Ta OE3MEKY IMITIIIOIEepa3u y
MOPIBHSHHI 3 BeJIaryIiolepa3on aibha Ta Taliriaonepa3or anbda A JIKyBaHHS
xBopoOu ['omie Tumy 1 y mopocnux Ta miTei, siki paHille He OTPUMYBAJIH JIKYBaHHS Ta
AK1 paHilie oTpuMmyBaiu JikyBanus O3T.

Honyasuia (P, population) — nopocm Ta nitk 3 xBopo6oro 'ome 1 tumy, ski
paHile He OTPUMYBAJIH JIIKYBaHHS Ta sIK1 paHimie oTpumyBaiu JikyBanus O3T.

Brpyuanns (I, intervention) — imirmonepasa.

Komnaparopu (C, comparator) — Benarirorepasa aiabda, Tajirironepasa aibda.

KinuneBi Toukm (O, outcomes) — KUIBKICTh TPOMOOIIMTIB, KOHIIEHTpALlis
reMOIJIO0IHY, pO3MIp CEJE31HKU 1 MEUIHKH, KICTKOBHM O11b, KICTKOBI KpH3HU, MOOIYHI
edeKTH.

[Tomyk miTepaTypu OyB 0OMEKEHHI aHTJIOMOBHUMU CTaTTSIMH.
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Kpurepii BKJIIOYeHHSl: CHUCTEeMAaTWU4yHI oMM Ta/abo  MeTa-aHami3u
PaHIOMI30BaHUX KOHTPOJIBOBAHMUX JOCIIKCHD, TPOCIIEKTUBHUX Ta PETPOCTICKTUBHUX
oOcepBaIiiHUX JTOCTIHKEHb 3 BUBYCHHSM €(EKTUBHOCTI Ta OC3MEKH Belariorepasu
anbda s JgikyBaHHs xBopoou [Nomie I tumy. Kpurtepii BUKIIOUEHHS: JTOCIIIKESHHS
dhapMaKkoKIHETHKHA Ta (GapMaKoJIMHAMIKH, JOKJIIHIUHI JOCIIKCHHS, paHI0MI30BaHI Ta
HepaH0M130BaH1 JOCIIKEHHS, BIZICYTHICTh MIPEJACTABICHUX PE3YJIbTATIB TOCIKEHHS,
JOCIDKCHHS, OITyOJIIKOBaHI HE aHIMIMChKOI MOBOw0. Killo4oBi cjioBa mNoOuIyKy:
Gaucher disease, Gaucher disease type 1, GD 1, noncerebral juvenile, glucocerebrosidase
deficiency, acid beta-glucosidase deficiency, GBA deficiency, imiglucerase, Cerezyme,
velaglucerase, VPRIV, taliglucerase, Elelyso. 3acrtocoByBaysmch ¢imeTpu: Meta-
Analysis, Systematic Review, full-text.

VY pesynbrati nomyky B 6a3zax PubMed ta Cochrane BusiBiieHo 2 cucTeMaTnaHUX
OTJISIIA Ta METa-aHaI3U:

- Leonart LP, Fachi MM, Boger B, et al. A Systematic Review and Meta-analyses
of Longitudinal Studies on Drug Treatments for Gaucher Disease. Annals of
Pharmacotherapy. 2022;57(3):267-282. doi:10.1177/10600280221108443 (mami -
Leonart et al., 2023)*°

- Shemesh E, Deroma L, Bembi B, Deegan P, Hollak C, Weinreb NJ, Cox TM.
Enzyme replacement and substrate reduction therapy for Gaucher disease. Cochrane
Database of Systematic Reviews 2015, Issue 3. Art. No.. CD010324. DOI:
10.1002/14651858.CD010324.pub2. Accessed 06 June 2025. (mami-Shemesh et al.,
2015%),

CucrteMaTUUyHUM OIS, Ta METa-aHaIl3 JOBFOTPUBAIUX JOCTIIKEHb MI0J0
nikyBaHHs xBopoOu [ome (myOmikamist Leonart et al., 2023) € HoBuUM, B sSKOMY
BIAMOBIAHO 10 1H(opMmanii 3 abcrakTy A0 myOJiKaiii OLIHIOBAJIM IMITJIOLEpasy,
Benarimonepasy anb(a, Tamirionepasy anbda, MirIycTtar Ta eliriycTaTr, aje
MOJABIIIOMY aHAII3y HE MIJJIATaB, aJ)Ke MOBHOTEKCTOBA IMyOIiKallis JaHOTO OIJISAY B
3aKpUTOMY JoCTymit’, a BimnosigHo no m.7 IMopsaky mepxaBHa OMT 3a CKOPOYEHOIO
IPOIICAYPOIO Mependayae MOPIBHUIBHUN aHali3 e(PeKTUBHOCTI, OC3MEeKH Ta BIIUBY Ha
OI0/KET MEIMYHOT TEXHOJIOT1T Ha OCHOBI BIAKPHUTOI 1H(pOpMAIIii.

Cucrematnunuii  ormsgy Shemesh et al., 2015 Bxke OyB mpoaHali30BaHUM
YIOBHOBR)XEHUM OPraHOM Ta TMPEACTABICHUM y BHCHOBKY YIOBa)XEHOTO OpPraHy 3
nep>xaBHoi OMT 3a cKOpOYEHOI0 MPOIEAYPOIO JIKAPCHKOTo 3ac00y IMITitonepasa Bif
01.09.2022. OckibKM HOTO OHOBJIEHb B Pe3yJibTaTi MOBTOPHOTO MOIIYKY BUSBICHO HE
0yJ10, TO BUCHOBKH I110JI0 KJI1HIYHO1 €(DEKTUBHOCTI Ta O€3IeKHU IMITTIoIepa3u MOPIBHIHO
3 TaNITIIONEpa3o anb(da Ta BeJariolepa3oln ajlbda 3aIUIIalOThCsl He3MIHHUMHU Ta
aKTyaJJbHUMHU CTaHOM Ha JIaTy IMATOTOBKH JaHOTO BUCHOBKY.

15 https://pubmed.ncbi.nlm.nih.gov/35815393/

8Shemesh E et al. Enzyme replacement and substrate reduction therapy for Gaucher disease. Cochrane Database of Systematic Reviews 2015, Issue 3.
Art. No.: CD010324. DOI: 10.1002/14651858.CD010324.pub2
https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD010324.pub2/full#CD010324-sec-0042

17 https://pubmed.ncbi.nlm.nih.gov/35815393/
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Mertoro cucremarnaroro orisimy Shemesh et al., 2015 Oyino y3aranpHeHHS! HASIBHUX
JTOCTYITHUX JTAHUX PaHIOMI30BaHUX KOHTPOJIHOBAHUX JOCIIIKEHB MO0 €(HEKTUBHOCTI
ta 6e3neku O3T ta cydberpar penykuiiinoi Tepanii (CPT) ang jgikyBaHHS TOpOCIUX Ta
niTel 3 XBopoOoro ['omre Oyab-SIKOro CTYMEeHs TSKKOCT1 3aXBOPIOBAHHS.

B nanwmii cucreMaTUuHUN OTJIsA OYJI0 BKIIFOUEHO 8 KITHIYHUX JTOCHIJIKEHb, 3 HUX 6
BUBYaiu edekTuBHICTh Ta Oe3neky O3T y nmamientis 3 xBopoooto ['ome (de Fost, 2007 -
nopiBHAHHA 103 imirmonepasu; Gonzalez, 2013 - mopiBHAHHS 703 Belariolepasu
anbda; Grabowski, 1995 - anrmronepasa vs imirmronepasu; Kishnani, 2009 -
IMITJIIOIIepa3a KOKHI 2 THDKHI VS IMITJIronepasa KokHi 4 TwkHi; Zimran, 2011b -
MOpIBHSHHA 703 Tamirmonepasu anbga; Ben Turkia, 2013- imirmonepaza vs
BeJIarIIrorepasa anbga) Ta 1Ba KIHIYHI TOCTIKSHHS, B SIKUX BUBYAIN €()CKTUBHICTh Ta
oesneky CPT (Elstein, 2007 - mirmycrart vs iMirtonepasa vs ix komOinaiist; Schiffmann,
2008 - xomOinaris mirmycraty Ta @3T vs monotepanis ®3T y mariedTiB i3 XBopoOOIO
lNome III Tuny). ABTOopamu myOikaili He OyJio 3HaWJEHO MIae00-KOHTPOJIbOBAHUX
JIOCJIIIKEHD.

VY nocnikeHHsX, ki BUBYaIM edexTuBHICTh Ta Oesnexy P3T (imirmonepasw,
BEKJIarIrolepasu aibQa Ta TaIrIonepasu anbga), aieHTa OyJid paHilie He JIKOBaHI
(Zimran, 2011b, Gonzalez, 2013, Ben Turkia, 2013) abo Oynu ctabiyibHI Ha TTONIepeAHIN
tepamnii xBopoobu ['omre I Tuny (de Fost, 2007, Kishnani, 2009). MeTtoto qociixeHs, 1110
BKJIIOYAJIM paHIIIe JTIKOBAHUX MAIIEHTIB OyJIO OIIHUTH MOKJIMBICTh 3HUKEHHS YaCTOTH
1HOY31 A9 MATPUMYIOYOro JIIKYBaHHS Y KIIIHIYHO CTaOUIbHHUX TMAIlI€HTIB, TOMY
MOTIepEeTHE JIIKYBaHHS OYJI0 13 3aCTOCYBAaHHSAM TOTO % CaAMOT0 JIIKAPChKOTO 3aC00Y.

Takum 9MHOM, B JTAHOMY CHCTEMAaTHYHOMY OTJISIAI HASBHI PE3yJIbTaTH MOPIBHIHHS
BeJarironepasy anbda npotu iMirmorepasu (myosaikais Ben Turkia, 2013) Ta BiacyTHi
npsiMi TIOPIBHSHHSL IMITITIONIepasy i3 Tamirmonepas3or. Jlocmimkenns Ben Turkia, 2013
MPOXOAUJIO 3a y4acTl JOPOCIAUX Ta JiTei 13 xBopoOor ['ome Tum 1, cepemHiit Bik
NalieHTiB y rpyni iMmirmonepasu 27 pokiB (3-73), 29% naiieHTiB Oyiau IiTH; y TPyl
BEJIarJIoLepa3u cepeiHii Bik ctaHOBUB 36 pokiB (7-60), 24% nanieHTiB Oynau A1TH.

PesynbraTy aHanizy nopiBHsJIbHOT KJIIHIYHOT €()eKTUBHOCTI BeNariomnepasu ainbda
13 IMITJTIOIIEPA300 HACTYIIHI:

- KOHIIGHTpaIlil TreMorjo0iHy: He OyJ0 BHSBIEHO CYTTEBOI PI3HHUII MIXK
imirmrorepazoro 60 OJl/kr 1 Benarmronepasoro anbda 60 OJl/kr koxui aBa TwkHI (MD
0,15, 95% CI Bix -0, 55 no 0,85), HaBITH SAKIIO YIACHUKIB 13 CIUICHEKTOMIEIO B aHAMHE31
OyJ10 BUKIIIOUEHO 3 aHali3y;

- KUIbKICTh TPOMOOIUTIB: HE OyJIO CYTT€BOI Pi3HHUILI MiX JBOMa rpynamu (MD -
46,37, 95% CI Big -104,13 no 11,39), xonu B aHaii3 OyJu BKJIIOUEHI BCl YYaCHUKHU
nociipkeHHs. OIHaK, KOJW YYaCHUKH 3 CIUICHEKTOMIEIO B aHaMHE31, OYJIM BUKJTIOUEHI 3
ananizy (20 13 34 3apeecTpoBaHUX y4acHUKIB; 10 y4acCHHKIB 3 KOXKHOI IPyIH JIIKYBaHHS),
criocTepiraiacsi 3HauHa pi3HUI HA KOpUCTh iMmirmonepasu (MD -79,87, 95% CI Bix -
137,57 no -22,17);
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- po3Mip neyiHku: He OyJIo BUABIEHO CYTTEBOI pi3HUII Mik rpynamu (MD-40,75,
95% CI Big -243,44 no 161,94);

- pO3Mip cese3iHKU: He 0yJIo BUSBJICHO CYyTTEBOI M rpynamu (MD-209,67, 95%
CI Big -549,23 no 127, 89).

3a BUCHOBKAMH AaBTOpIB CHCTEMATHYHOIO OTJSAY Il BUOOpPY cepell TphoX

CXBaJICHUX IPEJCTaBHUKIB (epMEHTHOI 3aMiCHOI Teparii (Benarmiolepaza anbda,
Tajirmionepasa anbda, IMITIOIEpa3a), JAOKa3HM PAaHJAOMI30BaHMX KOHTPOJbOBAHHUX
JOCIIDKEHb CBITUaTh MPO Te, 110 y MAIlI€HTIB, SIKI paHillle HE OTPUMYBAJIM JIKYBaHHS,
abo micis TIepepBU B JIIKYBaHHI JOBIIE OJHOTO POKY, Il IpenapaTd € KIIHIYHO
€KBIBAJICHTHUMH MPOTSATOM IEPIIOTO POKY JIKYBAaHHS LIO0 MiJABUILEHHS KOHIEHTpAIi
reMorjo0iHy Ta TPOMOOIMTIB y TMTAIEHTIB 3 IUTONCHIEID, IIMOA0 3MEHIICHHS
CIUICHOMETaJIl Ta remaToMeraiii, a TaKoX JUIsl TOCSTHCHHS 3HWKEHHS CHPOBATKOBUX
O0lomapkepiB, Takux sk xitorpuosuaasza abo CCL18-PARC. 3a Toit camuii nepioa He
BUSIBJIEHO OYEBMJIHUX BIAMIHHOCTEH y mpodinal Oe3neku, ocoOJMBO IMIOAO pPEeaKIii
rinepYyTIMBOCTI, OB’ sI3aHUX 3 1H(DY31€10. ABTOpH MyOiKalii poOasiTe BUCHOBOK, 1110 32
JAHUMHU PaHJOMI30BaHUX KOHTPOJIbOBAHUX [OCHIJKEHb, SKI OyJlIM PpO3TISHYTI Yy
CUCTEMaTUYHOMY OIJISI/Il, HEMA€E KOJIHUX JOKa3iB, K1 O MIATBEPIKYyBaIu BUOIp OJHOTO
JKapchKoro 3aco0y HaJ IHIIUM JJIA JIKyBaHHS MAaIll€HTIB, K1 paHillle He OTPUMYBAJIU
JKYBaHHS, IO JI03BOJIAE€ KJIIHIIMCTAM J1aBaTH PEKOMEHJAIlT MallieHTaM, BPaXxOBYIOUU
HEMEJIMYHI MIPKyBaHHS, HAIPUKJIIa/1, BAPTICTh JIKAPCHKOTr0 3ac00y.

3a pe3yabTaTaMu OLIIHKK METOJI0JIOTIYHO1 sIkocTi myoumikamii Shemesh et al., 2015
3a amantoBaHuM JucToM omiHKA SIGN 50 (Methodology Checklist 1: Systematic
Reviews and Meta-analyses)!® ymoBHOBaxkeHHM OpPraHOM BCTAHOBIEHO BHCOKY
METO/OJIOTIYHY SKICTh, PH3UK CHUCTEMATHYHOI TMOMHJIKH B OTPUMaHUX PE3yJbTaTax
HE3HAYHUU.

OT1xe, 3a pe3yJIbTaTOM aHaJl13y KJI1HIYHOI €(DEKTUBHOCTI Ta O€3MEKHU BCTAHOBJICHO,
0 3a JaHMMH IpOaHali30BaHOro cuctemaTuuHoro oriny Shemesh et al., 2015
JiKapchKi 3aco0u Benarironepasa aib(da, iMirionepasa Ta Tamiriaonepaza aibda y
paHilie He JIIKOBaHMX TMAalli€HTIB 13 XBOpoOorw [omie Tumy | crpusitoTh miABUIIIEHHIO
KOHIIEHTpAIlll TOKa3HUKIB KPOBI, & TAKOK 3MEHIIEHHIO PO3MIPIB MEYIHKH Ta CEJIC31HKU.

3aranom, JaHi MIOJ0 MOPIBHSIBHOI KIIHIYHOI €()EeKTUBHOCTI JIIKApChKUX 3ac00iB
@®3T - Benarmrornepasza anbda, IMITIIONEpa3a Ta Tairionepasa anbda ais JTIKyBaHHS
namieHTiB 3 XxBopoooro ["omre I Tuy, sik 115 paHiie JIKOBaHUX MaIll€HTIB, Tak 1 IS THX,
XTO MaB TEPEpPBY B JIIKyBaHHI € OOMEKEHHUMH Ta HE JI03BOJISIOTH 3pOOMTH BHUCHOBOK
11010 TIepeBar OJHOTO JIIKAPCHKOTO 3acO0y HaJ| IHITUM JIJIs1 TOYaTKOBOI Tepartii.

BpaxoByroun 3BepHenHst MO3 Vikpainu (muct Big 05.05.2025 Ne25/14470/2-25)
YIOBHOB)XCHUM OpPTraHOM OYB IMPOBEACHU OHOBIICHUH TMOITYK JIOKa30BUX JIAHUX 11010
MOKJIMBOCTI MIEPEBEACHHS 3 IMITJTIONIEpa3u Ha TaITIIIoNepasy ajibda adbo Benariroepasy
anb(a IOpociauX MallieHTiB Ta AiTed 3 xBopobor ['ome I Tumy. 3a pesynbrarom

18 https://www.sign.ac.uk/what-we-do/methodology/checklists/
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OHOBJICHOTO TMOIIYKY HOBHUX IyOJiKalliili HE 3HANJAEHO, TOMY HIDKYE MPECTaBICHO
pe3yNbTaTH, 10 ONUCaH1 Y BUCHOBKY Biz 2022 poky.

B pesynbrari nomyky nepBUHHUX JKEpEN JTOKA30BUX JAHUX II0JI0 MOXKIHBOCTI
nepeBeieHH 3 iMiTJIIOLepa3u HA TATITII0Lepa3y ajabpa 10poCIuX NaIle€HTIB Ta AITeH
3 xBopo6o1o 'ome Oyio Bimiopano 2 my6mikanii, a came Pastores et al., 2016*° (nopocni
Nall€HTH, B AKUX OYB PU3UK 3YIMUHEHHS JIIKYBaHHS, yepe3 AehIIUT IMITIoepas3u) Ta
Zimran et al., 2018%° (mamieHTd BikoM > 2 pOKIB, sKi IONEPEIHBO OTPHUMYBAIH
IMITJTIONEpa3y MpOTAroM IIOHAaWMEHIe 2 POKIB Ta HE 3MIHIOBAJIM J03y Ta PEKUM
MPOTSTOM IIOHAWMEHIIIE OCTaHHIX IIECTH MICSAIIIB).

B pe3yJIBTaTi aHanir-sy 3a3HaueHUX MyOuiKaliii Oyio BCTaHOBIEHO, L0 micis 3-
pIgHOTO meBaHH;[ TaTITIIONEPa30t0 anbcba y IOPOCJIMX TAIlI€HTIB 13 XBOpO6OIO ["omre 1
TUIy, $SKI paHillle OTPUMYBaIM IMITJIONEpa3y, CEpeAHiii po3Mip TEUYIHKH Ta
reMaTOJIOTIUHI TIOKAa3HWKW HE 3MIHWINCA, TOMI SIK O0’€M CeJE3IHKH 3aJIMIIaBCs
HE3MIHHUM a00 TOKpauuBcs Ticis 36 MICSIIB JIIKyBaHHSA, y JITed CTaOUIbHICTH
BiCIIepaIbHUX Ta FEMATOJOTTYHUX MapaMeTpPiB 3aXBOPIOBaHb Ta OioMapkepiB 30epiranacs
npoTaroM 33 MICSINB JIIKYBaHHS TaJITIIONEPa30l0 anbda, JIKYBaHHS MEPEHOCHIIOCS
n00pe, HOBUX CUTHAJIIB O0€3MeKH HE 3'sIBUIIOCS.

B pamkax MOXJIMBOCTI 3aCTOCYBaHHSI BeJIarjioiepasu ajibga mic/isi OTpuMaHHs
Tepamii iMirjironepa3or y 10pociux Ta Jitei 3 xBopodoro ['omre, Tun I posrisaanuch
JOCIHiKEHH s, 0 onucaHi B nyOuikamisx: Zimran et al., 2013?! (nmauientu Bikom >2
POKIB, KJIIHIYHO CTaOUIbHI Ha Teparii IMINIIOIEepa3oro, siKi BIAMOBIAIN BUMOTraM, OyJu
nepeBeieHl Ha Besaronepasy ainbda B 1031, 10 JOPIBHIOBAJA IXHIM MONEpeaHii 1031
imirmonepasn), Elstein et al., 2015%%(nopocini nauienTH, siki Oyau KIiHI9HO cTa0iabHI Ta
OTpUMYyBalIM CTa0lnbHY m03y imirmonepasu), Pastores et al., 20142 (manientu
MOTIEPETHBO OTPUMYBAJIHM IMITIIIOIIEpa3y y MPHU3HAYCHUX a00 3HMKCHHX 103aX, ado
NPUIUHWIN TpUiioM iMirmonepasu). CepeliHi 3MIHU OCHOBHUX KJIIHIYHUX MOKA3HHKIB
(KOHIEHTpAIlisl FeMOTI001HY, KUIBKICTh TPOMOOLIMTIB, PO3MIp MEYIHKH, CEJIE3IHKH ) Uepes
12, 24 wmicsami y TakuX MAIi€HTIB BKa3zyBaJlW Ha Te, IO IMapaMeTpPH 3arajioM OyJu
CTaOUTBHUMHU TICIISI IEPEX0Ty 3 IMITIIIOIEpa3u Ta Bejaritoiepasy aibda.

OTxe, pe3ynbTaT KIHIYHUX JOCTIIKEHb CBIAYaTh PO CTaOUIBHICTh OCHOBHUX
KJIIHIYHUX TIOKAa3HUKIB (KOHIIEHTpAIlil TeMOIJIO0iHY, KUIBKICTh TPOMOOIIMTIB, PO3MIp
MEYIHKU, CEJIE31HKH) y MAIIEHTIB, sIKI IEPEUIILTN 3 OJTHOTO JIIKAPCHKOT0 3aC00y Ta 1HIITHI
(cepen mpenctaBHUKIB (epMeHTHOT 3amicHOl Tepamii). OpHak, K TOKa3ylOTh
MDKHAPO/IHI KJIIIHIYHI peKOMEHaIlii 010 BeJIeHH MaIlie€HTiB 13 XxBopoOoto ['ome tumy
I, mocBix Ta opraHizallisi HaJlaHHS MEAUYHOT JIOMTOMOTH 1100 BU3HAYEHHS BIJMIOBITHOCTI
KpUTEPIsIM MoYaTKy (epMEHTHOI 3aMICHOI Tepamii, OLIHKKM HEOOX1JHOCTI MOAAIbIIOL
Tepamnii Ta niadip 03U MAIOTh BIOYBATHUCS B 1HAUBIIyaIbHOMY MOPSIKY 3 YpaxXyBaHHIM

19 https://mww.ncbi.nim.nih.gov/pubmed/27102949
2 https://www.nchi.nlm.nih.gov/pubmed/27839981
2 https://www.ncbi.nlm.nih.gov/pmc/articles/PMC3586535/pdf/nihms430560. pdf
22 https://www.nchi.nlm.nih.gov/pubmed/25776130
2 https://www.ncbi.nlm.nih.gov/pubmed/24263462
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moTped KOXKHOTO TmarfieHTa. 3a pe3yJbTaTaMHu KJIIHIYHOTO, JabopaTopHOTO Ta
IHCTPYMEHTAJIbHOTO ~ MOHITOPUHTY KOYKHOTO TAll€HTa MYJIbTUIUMCUUILIIHAPHOIO
KOMICI€I0 13 KJIIHIYHMX €KCHEPTIB MPUUMAEThCA PIIIEHHS IIOJA0 MOXJIUBOCTI
MePEKIIFOYCHHS MaIll€HTIB 3 OJIHOTO JIIKApChKOT0 3ac00y Ha 1HIIUHI (cepe/l MPeICTaBHUKIB
dbepMeHTHOT 3aMiCHOI Tepartii).

Takox, BapTO 3ayBa)KWUTH, IO BIJMOBIIHO A0 OHOBIEHOI KIliHIYHOT HacCTaHOBH,
3aCHOBAHOI Ha JJoKazax “XBopoba ['omre”, 2022, 1110 a1anTOBAHOO /111 CHCTEMH OXOPOHH
310pOB’sl YKpaiHu Bepci€ro KIHIYHUX pekomeHnani Revised recommendations for the
management of Gaucher disease in children. European Journal of Pediatrics (2013),
p0o00YOI0 TPYITIOIO 3a3HAYEHO, IO IMITITIOIepasa, Beaariornepas3a aabda 1 Tamritonepasa
anb(a MOXYTbh 3aCTOCOBYBATUCH I TPUBAIOi (DEPMEHTHOI 3aMiCHO1 Teparlii y AiTel Ta
y nopociux 3 xBopobOoto ['ome | Tumy. 3amiHa oAHOrO mpenapary Ha 1HIIMA TpH
npoBeneHHl @3T € HeJOLUIBHO Yy pa3l JOCATHEHHS TEPANEBTUYHHUX LIJIE€H MpU yMOBI
aJIeKBATHOT'O JJO3YBaHHS Ta IPH BIICYTHOCTI MOOIYHUX PEAKIIIi.

3) naHi OA0 €KOHOMIYHOI JOUIMTBHOCTI B YaCTHHI e(eKTHBHOCTI BHTpAT
BUKOPUCTAHHS JIIKAPCHKOr0 3ac00y BIANOBIAHO [0 PEKOMEHI0OBAHOI MIKAJIH
rPAHMYHUX 3HAYeHb IHKPEMEHTAJBLHOI0 MOKA3HMKA e(EeKTUBHOCTI BHUTpPAT B
Ykpaini

Bignosigno no n.7 Iopsaky aepkaBHa OMT 3a ckopo4yeHOO HPOIEAYPOIO HE
nependayae  MPOBEJACHHS  aHami3dy  €(QEeKTHMBHOCTI  BUTpAT Ta  PO3PAXYHKY
1HKpeMeHTalbHOTO TToKa3HuKa edekTuBHOCTI BUTpat (ICER) B Ykpaini.

4) naHi MO0 pe3yJabTATIB €KOHOMIYHOI JOUIJILHOCTI B YACTUHI aHAJI3y BILIUBY
HA MOKA3HUKH OIOKETy

Bignosinno no mn.7 Ilopsaky nepkaBHa OMT 3a CKOpOYEHOIO MPOIETYPOIO
nepeadayvae NpOBECHHS aHaji3y BIUIMBY Ha MOKa3HUKH OIO/KETY B YKpaiHi.

B pamkax mnpoBeneHHa gepxaBHoi OMT 3a CKOpPOYEHOIO MPOUETYPOIO
YIOBHOBa)KEHUM OPTraHOM BIJNOBIAHO J0 METOJO0JIOrI] OyB MPOBEACHUIN aHall3 BILIUBY
Ha TOKAa3HUKHU OIJKETY y YacTHHI PO3PaxyHKy BHUTpPAT Ha MEIUYHY TEXHOJIOTIIO 3
YaCOBUM TOPU30HTOM OJIMH PIK Ha MiJACTaBl MPSIMUX MEIUYHUX BUTPAT HA JIIKAPCHKUM
3aci6 (mam — JI3) 3 mepcreKkTUBH Iep>KaBHOTO TUIATHUKA.

Mera: OLIHUTH MOJACIBHUHN BILUIMB Ha OFOHKET JIIKAPCHKOTO 3aco0y iMIrirolepasa
TSt JIiKyBaHHs XxBopoOu ["ome [ Tuy.

Merton: aHami3 BIUTMBY HA MOKa3HUKU OIOJKETY 3 YACOBUM TOPU30HTOM B OJIUH PIK.
AHani3 MpoBeACHW Ha MIiJACTaBl MPSMUX MEAWYHUX BUTpar Ha JI3 3 mepcrneKkThBu
Jep>KaBHOTO TJIaTHUKA, BU3HAYEHOT IIIbOBOT MOMYJISIT MAII€EHTIB BIATOBIIHO 10 JTAHUX,
HaJaHuX y noaatky 1o jgucta MO3 Ykpainu Ne25/16688/2-25 Big 22.05.2025.

YTIOBHOBaXEHUM OpPraHOM OYJI0 MPOBEJACHO PO3PAXyHOK BUTPAT HA OJTHE BBEICHHS
Ta Ha piuHMi Kypc 3actocyBaHHs O3T s nikyBaHHs xBopoOu ['omie [ Tumy Ha ogHOTO
natieHTa (tabmuis 1). Po3paxyHku Oyio mpoBeAEHO BIAMOBIIHO /10 PEKOMEHJIOBaHUX
7103, 3a3HAYEHUX B THCTPYKIIIAX JUISI MEIUIHOTO 3acTocyBaHHs JI3, 3 ypaxyBaHHSIM, 110
cepeqHsl Bara JIOpocJioro marieHta craHoBuTh 70 kr, Bara nutudu — 30 kxr. BapTticTs
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JikyBaHHS yciMa JI3 po3paxoBaHO 3 MAaTEMaTUYHUM OKPYTJIEHHAM HEOOX1IHOT KITBKOCTI
¢drakoHiB 10 1iIoro Yyucia y Oik 30umemenHs. [xepemom 1iH Ha gociimkyBani JI3 €
nompatok 1o Jucra MO3 Ne25/16688/2-25 Bim 22.05.2025, y skoMmy 3a3HayeHi
3aKkymiBenbH1 1iHKM 0e3 I1/IB 3a qoroBopamu kepoBaHoro goctymy (3a 2024 pik).

Tabauus 1. AHani3 BUTpaT Ha OJHE BBEIEHHS Ta Ha piuHUN Kypc 3actocyBaHHs O3T

111 JTiKkyBaHHST XBopoOu ["omie I Tumy Ha oAHOTO MaIi€HTa

JI03yBaHHS

MIPUTOTYBAHHS
KOHILICHTPATY IS
po3uuny ams iH}y3ii
o 400 O/I; mo 1 a6o
5 (pmakoHiB 3
MOPOIIKOM Y
KapTOHHIM KOpoOIIi

po3uuHy Ais iH)Y3iH,
o 400 O/L; 1 ¢makon
3 IOPOLIKOM y
KapTOHHIN KOpoOIIi

ITapamerp Imirmonepasza Beaarmarounepasa Tagirmonepasa
anbda anbda
dopma BUITYCKY Ta MIOPOILOK IS MOPOILOK AJIs IIOPOILIOK

mio¢inizoBaHul AT
PO3UUHY [T 1H(Y31H
o 200 O/I; 1 ¢urakon
3 IOPOIIKOM y
KapTOHHIH KOpoOIIi

piK

Cxema 3aCTOCYBaHHsI, 60*
OJl/xr
KpaTHicTh BBeIcHHS B 26

[ina 3a 1 ¢makon, rpu

Hopocni

KinbkicTh (iakoHiB Ha
1 BBeieHH:

11

11

21

Butpartu Ha 1
BBEJICHHS, TPH

Butparu Ha narienra
Ha | pik, TpH

KinbkicTh (rakoHiB Ha
1 BBemeHHs

Butparu Ha |
BBEJICHHS, TPH

Butpatu Ha nanienta
Ha | pik, TpH

<
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*6apmo 3azHauumu, wo 6ionogiono 00 MemoouuHux pexomeHOayil NIAHYBAHHA MA PO3PAXYHKY
nompebu y JAiKaApcbKux 3acobax 01 2poMaosiH, SKI cmpax)coaromev HA OpghaHHi MemaboNiyHi
3axeopiosanns (naxaz Minicmepcmea oxoponu 300pog's Yipainu 17.12.2019 Ne 2498) nompeba &
npenapamax imienioyepasa, genazayepasa anvgha, mani2noyepasa anba USHAUAEMbCa 3 PO3PAXYHKY
45 O na 1 ke macu mina xeopoeco. IIpome ockinbKu 6i0N0GIOHO 00 IHCMPYKYIL 0N MeOUYHO20
3aCcmMocy8ants pekomenoosarna 0oza cmanosums 60 O/l/ke 1 paz na 06a mudicHi, ma 8i0N0GIOHO 00
VHIIK08AH020 KNIHIYHO20 NPOMOKOLY NEPBUHHOI Ma Cneyianizoeanoi meouunoi donomoau “Xeopobda
Towe”, 3ameepoxcenoeo naxazom MO3 6io 04.01.2023 poky Ne 12, 0o3ysanus 0ns dimeii CmaHos8ums
60 Oll/ke kooicHi 2 mudichi, 0151 OOPOCIUX 3 NOMIPHUM cmyneHem msdckocmi cmanogums 30 O//ke
KOJCHT 2 muodicHi, 3 msdckum - 60 Ol/ke KodcHi 2 MudicHi (3 MOMCIUBICMIO KOpUcy8aHHs 003U 8
IHOUBIOYAILHOMY NOPAOKY), Y PO3PAXYHKAX OY10 sukopucmano 0oszysants 60 OL/xe.

BignoBigHo 10 mpoBeAeHUX PO3paxyHKIB Ha ofHE BBeAeHHS JI3 iMmirmronepasa
HeoOx11Ho 11 (yakoHIB HA OJTHOTO JOPOCIIOTO NaIll€eHTa Ta 5 (py1akoHIB HA OJIHY JUTHHY,
Mo y BapTicHOMy BuMmipi (26 BBeJEHb) CTaHOBUTH TpH Ta
TPH B 4aCOBOMY ropu30HTI Ha 1 pik BianoBigHo. Ha ogHe BBeIEHHS
JI3 Benarmonepasa anbha HeoOx1HO 11 ¢rakoHIB HA OJHOTO JOPOCIOTO MallieHTa Ta 5
(dbIakoHIB HA OJIHY JUTUHY, 110 Yy BapTiCHOMY BuUMIpi (26 BBeJEHb) CTAHOBUTH
IPH Ta rpH Ha 1 pik BigmoBigHO. Ha onne
BBefieHHsa JI3 Tamirmonepaza anbda HeoOxigHO 21 (yakoH Ha OJHOrO JOPOCIOTO
nanieHra Ta 9 QuakoHIB Ha OJHY AUTHUHY, IO y BAapTICHOMY BHUMIpl (26 BBEJCHB)
CTaHOBUTH I'pH Ta I'PH B 4aCOBOMY r'OPH30HTI Ha 1
PIK BIATIOBIIHO.

OTtxe, mpoBeieHM aHa3 BUTpAT Ha 3acTocyBaHHs D3T it JikyBaHHS XBOpOOH
['ome I Tumy Ha OJTHOTO TMAIll€EHTA CBITYUTH MPO TE, 110 HANMEHII BUTPATHOIO OIIIIEI0

JIKYBaHHS € Teparis , maitnopoxuoro — ||| GGl B:paru

Ha PIK JIKyBaHHS IMITJIIOLIEPA3010 SIK OJTHOTO JIOPOCJIOro TMalli€eHTa, TaK 1 OAHIET TUTUHH

[TopiBHSIHO 3 TaNIrIOLEpa3o ajlb(a BUTPATH HA PIK JIKYBaHHS IMITJIOIEPA30I0

J1o1aTKOBO 3ayBa)KyeMO, 10 MOPIBHSHO 3 JAHWMH Yy BUCHOBKY YIMOBHOBA)XEHOTO
oprany Big 01.09.2022 nina Ha

BpaxoByroun Te, mo pimieHHs 00 MOXKJIMBOCTI MEPEKIIOUCHHS TAIliEHTIB 3
onuoro JI3 na inmmii (cepen npeacraaukiB @3T) BinOyBa€eThCs HA OCHOBI KIIIHIYHOTO,
7abopaTOpHOTO  Ta  IHCTPYMEHTAJIBHOTO  MOHITOPMHTY  KOXHOTO  TaIlieHTa
MYJBTUIMCUUIIIHAPHOIO KOMICI€I0 13 KJIHIYHUX €KCHEepTiB, aHali3 BIUIMBY Ha
NOKa3HUKU OIOKETy TMPOBEAEHO TIUIBKM 3 YypaxyBaHHSM TNAalll€HTIB, SKI Hapasi
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OTPUMYIOThH IMITITIOTIepasdy. 3TiaHO 3 momaTkoMm go jucta MO3 Ne25/16688/2-25 Bixg
22.05.2025 KIIBbKICTh TMAllI€HTIB, SIKAM MPU3HAYEHO IMITJIoNEepa3y, CTaHOBUTH
I ) 3 o< ysannsaM 1aHOT KiTBKOCTI MAI€HTIB Ta
BUTpAT HA PIK JIKYBaHHSA OJHOrO maifieHta (tabmuil 1), y Tabauil 2 mpeacTaBiIeHO
OpIE€HTOBHI Pe3yabTaTH aHATI3y BIUIMBY Ha MMOKAa3HUKH OIOHKETY 3 YaCOBHM TOPHU30HTOM
B OJIMH PIK MpH 3a0€3IeUeHH] KOTOPTH MAaIEHTIB IMITIIOIEPa30lo.

Tabauus 2. OpieHTOBHI pe3yNbTaTH aHaNi3y BIUIUBY Ha TMOKAa3HUKU OIOJKETY TNpHU
3actocyBaHH1 JI3 iMmirmroiiepasa

1 pix

KinbkicTh mamicHriB

KinbKicTh MaIi€eHTiB, SKAM MPU3HAYCHO IMITIIOIEPA3y
(momatok mo mucra MO3 Ykpainu Ne25/16688/2-25 Bin
22.05.2025)

® Jjopocii

® iTH

Opi€HTOBHI BUTPATH HA BCIO NOMYJIALII0 NALi€HTIB, TPH

OpieHTOBHI BUTpaTH Ha iMirironepa3dy Ta BIUIMB Ha
OrO/1KeT, IPH

® Jjopocii

® iTH

Otxe, 3 BUKOpPHCTaHHSM 3aKyImiBenbHOi IiHKM Oe3 IIJIB Ha imirmonepasy 3a
JIOTOBOPOM KE€pOBaHOIO ocTyny (3a 2024 pik), 110 3a3HayeHa y 1oAaTKy Ao Jucta MO3
No25/16688/2-25 Big 22.05.2025, opieHTOBHI BUTpaTu Ha 3akymiBito JI3 imirmroiepasa

JUIsl KOTOPTH TALIEHTIB ( ) s JiKyBaHHS XBopoOu [ome I Tumy
CTaHOBJISATh I'PH.

BianoBigHO 10 peKOMEHI0BAHOI IITIKAJIX OIIHKKM BIUTMBY Ha OFOJKET I10JI0 BUTpAT
Ha 3asBJICHUHN JIKapChbKUN 3aci0 B YKpaiHi Ha MiACTaBl JaHUX JIEp>KaBHUX BUTPAT Ha
mikapcebki 3acobu y 2021 poriri, moka3aHo, 1110 OPIEHTOBHUM BIUIMB HA OIOJHKET MI0JI0
BUTpAT Ha IMITIIIOIIEpasy Oyie

5) nmani mogo kKopekTHOCTI iHGopMaunii Mpo HasiBHICTHL a00 BiICYTHICTH
€KOHOMIYHHUX TAa KJIiHIYHHUX MepeBar 3aCTOCYBAHHS JIKaPCHKOIro 3ac00y NMOPiBHIAHO
3 iHIDMM JIKAPCBKHM 3ac000M a00 iHIIOKW MEIUMYHOK TEeXHOJIorierw (ado ix
BIICYTHOCTI), Ha/IaHi 3asiIBHUKOM
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Biamosinao mo n.7 Ilopsaky aepkaBaa OMT 3a cKOpO4YeHOIO TPOIEAYPOI0 HE
nepeadavae MPOBEACHHS €KCIEPTHU3H MOJaHUX 3asSBHUKOM 3asiBH 1 JIOChE, Ha ITiJICTaBi
SKUX MOHa 3pOOMTH BUCHOBOK ITPO KOPEKTHICTh HaJaHO1 iH(opMaIrii.

4. PexomeHaaumii 010 BK/JIIOYEeHHA (BUKJIIOYEHHS) JIKAPCbKOro 3aco0y 10 (3)
HamionaabHOro mepesiiky OCHOBHHMX JIIKAPCHLKHX 3aC00iB Ta (200) HOMEHKJIATYP
(mepeJtikiB, CHHUCKIB, PeECTPiB), 10 3aKYNOBYIOTHCH 32 KOWITH A€P:KABHOIO
0I0/UKeTy ISl BUKOHAHHS TNPOrpaM Ta 3[iliCHEHHS LEHTPAJi30BaAHUX 3aXOAiB 3
OXOPOHHM 310POB’sl, Ta (200) peKoMeHIAMil 11010 3aCTOCYBAHHSA JJIA WiJieil 0XOPOHHU
300pOB’sl JIIKAPCHKOI0 3ac00y, omJjiara, 3aKyniBjis a00 BiAIIKOAYBAHHSA BapTOCTIi
SIKOT0 3IiICHIOETHCS 3 METOI0 BUKOHAHHSI PErioHAJIbHUX WiJLOBUX Iporpam 3
OXOPOHH 30POB’sl, 10 MOBHICTIO Y4 YACTKOBO (PIHAHCYIOTHCH 32 PAXyHOK KOILUTIB
MicueBHUX OI0/:KeTiB, Ta (200) pekoMeHAaNil 010 YKJIAJAeHH 200 NMPOI0OBKEHHS il
(mpoJioHramii) J0roBopiB KepoBaHOIro A0CcTymy Ta (a0d0) iHi pekoMeHaauii y pasi
HEOOXiTHOCTI yXBaJICHHS pilllecHb B CHCTeMi 0XOPOHHM 310POB’sl

Cranom Ha 30.06.2025 BignoBigHo 10 3BepHeHHs MO3 VYkpainu (nmuctu MO3
VYkpainu Bijg 05.05.2025 Ne25/14470/2-25, Bix 22.05.2022 Ne25/16688/2-25) mpoBeaeHO
Jep’KaBHY OLIIHKY MEIMYHOI TEXHOJOrIl 32 CKOPOYEHOI MPOLEAYPOI0 JIIKapChKOro
3aco0y imirmonepasa it JikyBaHHa xBopoOu ['ome tum I (mopocnux Ta miTeit) Ha
BUKOHAHHS MIANYHKTY 6 myHKTY 8 [lopsiiky nmpoBeeHHs Iep>KaBHOT OI[IHKA MEIUYHUX
TEXHOJIOT1i, 3aTBEepXKeHOro nocranoBoio Kabinety MinictpiB Ykpainu Bix 23.12.2020
Ne 1300, a came 3 miACTaBU MPOJOBXKEHHS [ii JOTOBOPY KEPOBAHOTO JIOCTYILY
(nponoHrarnis).

BianoBinno no n. 22 Ilopsaky mnpoBedeHHs MAEp>KaBHOI OI[IHKM MEIMYHUX
TEXHOJIOT1H, 3aTBepKeHO0i noctaHoBoro Kabinety MiuicTpiB Ykpainu Bif 23 rpyaHs
2020 p. Ne 1300, BUCHOBOK yIIOBHOBA)KEHOI'O OpraHy Ma€ peKOMEHJallIMHUIA XapaKTep.

3a pe3ynbTaTamMu pO3IJISILYy BHUCHOBKY YIOBHOBa)KEHOTO OpraHy 3a CKOPOYEHONO
MPONEAYPOI0 3 OIIIHKKM MEIUYHUX TEXHOJOTIM, OI[IHKM (aHali3zy) pe3yJibTaTiB
MOPIBHSUIBHOT ~ KJTIHIYHOT e()EeKTUBHOCTI, O€3MeKH Ta EKOHOMIYHOI JOIMiIBHOCTI
JKapChKOTo 3aco0y iMirirornepasa s JikyBaHHs XxBopoOu ['ome tun | (mopocnux Ta
nited) EKcnepTHMM KOMITETOM 3 OIIHKKA MEIUYHHX TeXHoJorii [lepxkaBHOTO
nignpueMcTBa “Jlep)kaBHMI e€KCIIepTHUN I1eHTp MiHicTepcTBa OXOPOHHU 370pPOB'S
VYkpainn” (nam - Excrieptauit komiteT) Oyii0 3a3Ha4€HO HACTYITHE.

Pezynomamu nopieusanvroi kniniuHoi eghekmusrnocmi (pe3ynbmamueHoOCmi):

3a manumu cuctematuyHoro orisaay Shemesh et al.,, 2015, Oyno mokasaHo
e(eKTUBHICTb PI3HUX cXeM 103yBaHHs iMirmtonepasu (Lepezum® 400 O/1) mono nesakux
ab0 yciX HE HEBPOJIOTIYHUX MPOSBIB 3aXBOPIOBAHHA. 3aCTOCYBaHHS IMITJIIOLIEpa3U
(epesum® 400 OJ]), a came nmoyatkoBoi g03u 60 OI/kr 1 pa3 Ha 2 THXHI IPU3BOAUTH
70 TIOKpAILEHHSI TeMAaTOJOTIYHUX Ta BICIEpalbHUX MapamMeTpiB yepe3 6 MICSIIB Bij
MoYaTKy Teparii, a mojaiblie JikyBaHHs mpernapatoMm llepesum® 400 O/l 3ynunsie
OporpecyBaHHs ab0 3MEHIIYE TSKKICTh ypak€Hb KICTKOBOI cHUCTeMH. BBeneHHs
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HaWMEHIIIOT 1031, sika cCTaHOBUTH 15 O/I/kr macu tina 1 pa3 Ha 2 THXKHI, TPU3BOIUTH 10
MOKpAIEHHS] TeMAaTOJIOTTYHUX MapaMeTpiB 1 3MEHIICHHS MPOsBIB OpraHOMeralii, mpoTe
HE BIUIMBAE Ha KICTKOBY CUMIITOMATHUKY.

3a BHUCHOBKAMH aBTOpIB CHCTEMATHUYHOIO OIJIANY IMIMNIIONEpa3a € KIIHIYHO
exBiBaseHTHa 1HIMM JI3 nns @3T Benarmroiiepasi Ta Tamirirouepasi ajib(a IpoTIrom
MEepIIoro PpoOKy JIKyBaHHS IIOAO IMJABUINEHHS KOHIIEHTpallli reMoryinoliHy Ta
TPOMOOILIMTIB y TMAIlI€EHTIB C IMTOIEHIEID, IOJO0 3MEHIICHHS CIJIEHOMeraii Ta
renaroMeraiii. He BUsABICHO Tako)X OYEBUJIHMX BIAMIHHOCTEH y mpodini Oe3neku,
0COOJIMBO IIOAO peakiliil TinmepyyTIUBOCTI, MOB’s3aHUX 3 1H(QY3ier0. OTKe HeMae
JI0Ka31B, SIK1 MATBEPAXKYBaIM O BUIY €(EKTUBHICTh OJHOTO JIKaPCHKOTO 3ac00y Hal
THIITHM.

BinmoBigHO 10 MPOBEACHOTO aHAJI3y MI>KHAPOIHOTO TOCBINY BEICHHS MAIlIEHTIB 13
XxBOpo0Ooto ['o111e, NOPIBHSUIBHOI KIITHIYHOI €(DEKTUBHOCTI Ta OE3MEKH, 30KpeMa B YaCTHHI1
MO>KJIMBOCTI T4 YMOB IEPEKIIIOUECHHS MALIEHTIB MiXk JI3, BCTAHOBIIEHO, 1110 PILLIEHHS PO
MOXJIMBICTh TIEPEBEJCHHS MAIll€HTIB 3 IMITJIIONEpa3yd Ha Tajiiriolepasy aibda ado
BeJIarJIoIepasy MOMIMBO BUKIIOYHO TPYIOI0 KITHIYHUX €KCIEPTIB 3a pe3ysibTaTaMu
PO3IIISTY KOKHOTO KIIIHIYHOTO BUIAJKY B IHAUBIYyaIbHOMY MOPSAKY Ta CHOPMOBAHOTO
JKapeM BHCHOBKY JIJIsl KOKHOTO MAIliEHTa 3 YpaXyBaHHIM BIJIOBITHUX KPUTEPIiB.

BpaxoByroun, mo y Hamanux MO3 nomaTkoBUX MaTepiajiax Jyisi MPOBEICHHS
nepxaBHoi OMT 3a ckopodeHoro mporeayporo JI3 imirmorepasa BiICYyTHI JaHl 1010
KJIIHIYHO MATBEPIHKEHOT MOXKIIMBOCTI MEPEBEACHHS came MaIlieHTIB YKpaiHu Ha IHIIY
tepamnito, EK 3a3Hauae, 1110 3amina oHOTO npemnapaTy Ha iHmmid npu nposeaeHi O3T 3a
PEKOMEHJALIAMH KIIIHIYHUX EKCHEpTIB YKpaiHUu € HEAOULIbHOI Yy pa3l JTOCATHEHHS
TepaneBTUYHUX LIJIEH MPU YMOBI aIECKBaTHOTO JI03YBAHHS Ta MPH BIACYTHOCTI MOOIYHUX
peakiiii 3 00Ky panilie OTpuMaHoro marieHTamu JI3 imirmoonepasa, a 3acTOCyBaHs

JI3 ranirmouepasu anbda, AOLUUIBHO JHUIIE Y
HOBHX TAIlIEHTIB.

Bapro 3a3HaunTH, 110 IMIMTIONEPa3a MOXKE MpPU3HAYATHCS NalleHTaM OyIb-IKOTO
BiKy Ta € enuHuM npenapaTtom i1t 3T xBopoou [Nomre 3 Tumy.

besneunicmo:

VY mnepeBaxkHil OUIBIIOCTI BUMAIKIB (epMeHTO3aMiCHA Teparisi € aOCOJIIOTHO
0e3MeYHOI0 1 JIUIIIe BKpai piako BUKIHMKae mo0iuHi edextu. [Ipubmmzno y 15% Tux, XT0
npuiimaB imirmonepasy (mani 1134 marientiB) 1 meHme 1% TuxX, XTO mnpuiiMaB
Benarmonepasy anbda (nani 289 marieHTiB), yrBoproBasiuch antutiia 1gG. [lyxe piako
aHTUTUIa 70 IMirIolepasu abo Benariionepasu anbda IMOB’sA3aHl 31 3HIKCHHSIM
KJIIHIYHOI €(eKTUBHOCTI. 3BIJICM BUCHOBOK, IO 1X BU3HAUEHHS CIiJ MPOBOJIUTU HE
PYTHHHO, a JIUIIE B OKPEMHUX CUTYALISIX NPU NPUUHATTI PILLIEHHS PO 301IbIICHHS 103U
a00 BU3HAYEHHS HEJAOCTATHHO1 €(h)EKTUBHOCTI JIIKYBaHHS.

Egexmusnicmv eumpam na 3asnenenuil aikapcoKuil 3acio i aHaniz énauey maxux
sumMpam Ha NOKA3HUKU 0100dcem)y 8i0N08IOHO 00 PeKOMEHOOB8AHOI WKANU SPAHUYHUX
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3HAYEHb IHKPEMEeHMANbHO20 NOKAZHUKA e(DeKMUBHOCHI 8umpam ma WKAiu ix 6nausy Ha
OeporcasHutl b100dHcem:

Bignosigno mo 1.7 Ilopsaky nepkaBHa OMT 3a CKOpOYEHOIO TPOIEAYpPOIO HE
nepeadavyae  MOPOBEACHHS  aHai3y  €(EeKTUBHOCTI  BHUTpAaT Ta  PO3PAXYHKY
1HKpeMeHTanbHoTO noka3Huka edextuBHocTi BUTpatr (ICER) B Ykpaini, a nependavae
IIPOBEJICHHS aHAJII3y BIUIMBY Ha IMOKa3HUKHU OIOJKETY B YKpaiHi.

AHaJli3 BUTpAT Ha OJHE BBEACHHS Ta Ha PIYHUN KypC 3aCTOCyBaHHS (pepMEHTHOT
3aMICHOI Tepamii AJ1s JiKyBaHHS XBopoOu ['omre 1 TUITy Ha OJJHOTO MaIll€EHTa MTOKa3aB, 1110
Ha OJTHE BBEJICHHS JIIKAPCHKOTO 3ac00y imMirmrolepas3a HeoOxiaHo 11 dakoH1B HA OJTHOTO
JIOPOCTIOTO Talie€HTa Ta 5 (JIakoHIB Ha OAHY AUTHHY, IO Y BapTICHOMY BUMIipi (26
BBEJCHh) MNpW  3aKkymiBenpHIH  1miHi 1 ¢dmakona  imirmonepasu (400
o) I (Gc: 11/1B 3a norosopamu KepoBaHOro mocTymy B 2024 pori
BUIMOBITHO 0 Aonatky no jucta MO3 Ne25/16688/2-25 Big 22.05.2025) cTaHOBUTH

rpa T2 || = opy wacosomy ropusonti Ha 1 pix

B1/IMOBITHO.
KinpkicTh maiieHTiB, siki Hapa3l ortpumyroTh JI3 Imirmronepasza (400 OJl) —

_ ). BinmosinHo, opieHTOBHI BuTpaTtu Ha JI3

IMITJIIOIIepa3a Ta BIUIMB Ha OOJDKET OyAyTh CKiIaaaTh TpH,

Axicmb dokazosux oanux.

3a pesynabTaTaMU OIIIHKM METOJIOJIOTIYHOI SKOCTI CHCTEMAaTHYHOIO OIS,
HaBeneHoro y myoOmikamii  Shemesh et al, 2015 (MmicTuTh y3araJbHEHHS
pe3yJbTaTiB BOCHMU JIOCTYITHUX PAHIOMI30BAHUX JIOCTIKEHB) 3 aIalITOBAHUM JINCTOM
omiaku SIGN 50 (Methodology Checklist 1: Systematic Reviews and Meta-analyses)
YIOBHOBRXCHUM OpPraHOM BCTAHOBJICHO BHCOKY METOMOJOTIYHY SIKICTh, PH3HK
CUCTEMATUYHOI IOMUJIKY B OTPHUMAaHHUX PE3yIbTaTaX HE3HAYHUM.

Opeanizayiuni kpumepii:

[Ipenapar imirnmonepaza He BKIOUYEHO N0 17 Bumycky JlepxkaBHoro opMyispy
Jikapchkux 3aco0iB (Hakaz MO3 Ykpainu Bix 13 gepBas 2025 poky Ne971).

[Ipemapar imirmronepaza peKOMEHAOBAaHO SK 3acid (epMeHTO3aMICHOI Teparrii
nari€eHTiB 3 xBopoOoto ['omie | Tumy 6araTbMa Mi>KHApOJIHUMH HACTAHOBAMH, 30KpeMa
PEKOMEHJAIIIMA TIOJI0 JIarHOCTUKH, JIKYBaHHA Ta MOHITOpUHTY XBopoOu ['omie
[Tonbchkoro TOBapucTBa TemaToJiorii 1 TpaHcdysionorii (2017); KOHCEHCYCHUMU
pexkoMeHaiismu Po6ouoi rpymu 3 xBopobu ['ome IHmilicekoi akagemii MeauuHOT
reHeTMkd Ta I[Haiiicbkoi akazemii memiatpii (2018); HalioOHaTbHUM MPOTOKOJIOM 3
JTIarHOCTUKU Ta JiKyBaHHS xBopoOu ['ome (@panuis, 2022); pexkoMeHAALISIMU
JlenapramMeHTy 0XOpOHH 310poB'st ABcTpadii 3a [Iporpamoto «JIiku, 1110 pATYIOTh KUTTSD)
- xBopoOa ["omte I Tun (2024).

Enioemionociuni noxkasHuku w000 O0OKpemMo2o 3axX80proBaHHs: NOWUPEHOCHII,
3axX80pPI0OBAHOCMI MA CMEPMHOCMI 8 YKpaiHi:
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3a maHMMHU BIIKPUTOTO JKepena iHgopmariii npo piaxicHi 3axsoproBanHs OrphaNet,
nommupeHictb xBopobu ['ome cranoButh npubiusuo 1:100 000. Piyna 3axBoproBaHiCTh
Ha xBopoOy ["omre y 3araipHIi HomyJsiii ctaHoBUTE 01u3bko 1:60 000, ajie BoHA MOXKe
nocsiratu 10 1:1000 y eBpeiB amkeHasi (TOOTO CX1THOEBPOMNEHCHKOTO, IIEHTPATBHOTO 1
M1BHIYHO-EBPOIEHCHKOTO MOXO0/KeHHS ). BiMOBIIHO 10 JaHUX, HAJJAHUX Y JOJATKY JI0
aucta MO3 Big 22.05.2025 Ne25/16688/2-25, ctaHoM Ha AaTy MiATOTOBKH BHCHOBKY,
KUIBKICTh TAaIll€EHTIB 3 XBopoOorw [ome Ttumy I, ski moTpeOyroTh 3acTOCYBaHHS
imirmonepasu B Yxpairi cxranae ||| GGG _)

Coyianvni, emuuni, Opeaui3ayiuni ma iHWi ACNeKmu.

XBopoba ['omre —1e pigKicHa CIagkoBa Ji30COMHA XBOpoOa HAKOMMYEHHS, IO
oxormoe Tpu ocHOBHI Qopmu (tumm I, I 1 III). BunpimaoTe Takox
¢deTanpHy/HEeOHaTaNbHY a00 MepUHATANbHO-JIETATbHY (OPMY Ta CEpLEBO-CYIUHHY
dbopmy (abo anrmiiicekoro Gaucher-like disease). Ilepemaua 3axBoproBaHHS
ayToCOMHOpelecuBHa. 3a MibKHapoaHoro kiacudikaiiero BOO3 MKB-11 mae kon
5C56.0Y (Other specified sphingolipidosis) . Knacudikarrist 3a THnaMu 3acHoBaHa Ha
CTYINEHI TSDKKOCTI Ypa)KEHHSI HEpPBOBOI CHCTEMH, BIIll JEOIOTYy XBOpPOOW 1 TeMIIax
IPOrpeCyBaHHs 3aXBOPIOBaHHA. XBopoOa BUHUKae uepe3 myTallii B reHi GBA (1q21),
AKUW KOJYE JI30COMHUN (EepMeHT, TIoKoIepedpo3uaazy abo B AyXKe PIIKICHHX
Bumnagkax reH PSAP, sxuit komye ioro Oiunok-aktuBatop (camosun C). Jledinut
TIIIOKOIEpeOpo3uIa3u MPU3BOIUTE JO HAKOMHMYEHHS BIAKIAJCHb TIIOKO3WILIEpaMiy
(abo Oerta-rarokoIepeOpo3uay) v KIITHHAX PETHKYIOCHIOTENIaTbHOI CHCTEMH MEUIHKH,
CeJNIe3lHKM Ta KICTKOBOTO MO3Ky (xmituHu [ome). Tomy 3a  BiICYTHOCTI
(epMEHTO3aMICHOT Teparlii MBHIKO HACTAIOTh 1HBAIIAN3YIOU1 HACIIIKH.

3a0e3nedeHHs] JOCTYIy TMAIl€HTIB, $KI CTPaXKAaloTh Ha piakicHl (opdaHHi)
3aXBOPIOBAaHHS, 10 JIKAPChKUX 3aC001B, MEIUYHUX BUPOOIB Ta MPOAYKTIB CIELIATLHOTO
JIKYBaJBHOTO XapuyBaHHsS € OJHI€I0 13 ckianoBux «llnany 3axoaiB mono peamizaiii
Konmeniii po3BUTKY CHUCTEMHM HaJaHHS MEIUWYHOI JOMOMOTM TalllEHTaM, SKI
CTpaxaaroTh Ha piakicHI (opdanHi) 3axBoproBaHHs, HA 2021-2026 poku». MeToto 111€i
KoHnemniii € 3MeHIIEHHS CMEpPTHOCTI BiA piakicHuX (opdaHHHUX) 3aXBOPIOBAHb,
MIJBUIIEHHS. SKOCTI KUTTS TAIlIEHTIB, $KI CTpaXJaloTh Ha piakicHi (opdanHi)
3aXBOPIOBAHHS, MUISIXOM 3a0€3IeUEHHs CIPABEIUBOIO Ta PIBHOTO JIOCTYIY 110 AKICHOT
MEJIMYHOI JOTIOMOTH TaKHM MAaIllEHTaM, 30KpeMa JI0 AKICHUX, e(DEKTUBHUX Ta OE3MEUHUX
TKapChKUX 3aC001B /ISl JTIKYBaHHS PiIKICHUX (OpdaHHUX) 3aXBOPIOBAHb, 10 MEAUYHHUX
BUpPOOIB Ta TMPOAYKTIB CIEUIAJBHOTO JIKYBAJIBHOTO XapyyBaHHA, a TaKOX
MICUXOJIOTIYHOTO cynpoBoay. Merta 1 mim 1iei Konneniii Bianosigatoth L{iism cramoro
po3Butky Ha 2016 — 2030 poxwu, 3aTBepakeHUM [lopsiaKoM IEHHUM B Taily3i PO3BUTKY
Ha Camiti OOH, mo BinOyBcsa y BepecHi 2015 poky B pamkax 70-1 cecii ['enepanbHoi
Acamb6rei OOH.

3a pe3ynbTaTamu 3acijaHHsi ExcriepTHOro KOMITETY 3 OLIIHKA MEAUYHHUX TEXHOJIOT1H
HepxaBHoro mianpueMcTBa “‘/lepkaBHUN eKcHepTHUM 1HeHTp MiHIiCTepcTBa OXOPOHU
310poB’st Ykpainu”, mo Bigoynaock 19.06.2025, Oyio HalaHO HACTYITHI peKOMEHIAITI].
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ExcriepTHHI KOMITET 3 OLIIHKM MEAMYHUX TEXHOJIOT1{, BpaXOBYIOUH BUKJIAICHI BUIIIE
naHi moa0 epeKTUBHOCTI Ta O€3IeKH JTiKapchKoro 3aco0y imirmornepasa (Lepesnm® 400
O]1) 3a nokazaHHsAM «xBopoOa ["omie I Tumy», pekomenanii KJIiHIYHUX eKCIIEePTIiB 100
HEJIOIIJILHOCTI 3aMIHM IMITJIIOIIepa3y Ha 1HIUH Jikapchkuil 3aci6 D3T y marieHTiB, K1
fioro panimie i 3apa3 OTPUMYIOTh, & TAKOXK

)
PEKOMEH/IY€E MPOIOBKUTHU 110 JIOTOBOPIB KEPOBAHOTO JIOCTYIY 11010 3aKYITIBJI JAHOTO
npenapary 3a KOIITH JepP>KaBHOTO OIOKETY.

5. Ingopmanist 010 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy:

BignosinHo no n. 21 Ilopsiaky BHCHOBOK YIIOBHOBAaXEHOTO OPIaHy CTOCOBHO
BIJIMOBIAHOT MEIMYHOI TEXHOJIOT1i BBAXKAETHCA YNHHUM J10 MOMEHTY TTPOBEJECHHS HOBO1
JIep>KaBHOI OI[IHKU MEIUYHOT TEXHOJIOTTi.

23



