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BucnoBok
YIIOBHOBA’KEHOI'0 OPraHy 3 JAep:KaBHOI ONIHKY MeAUYHHUX TEXHOJIOTIH 3a
CKOPOYEHOI0 NPOLeYPOI0: BeJlarionepasa ajabpa

eporcasna oyinka meOUyHUX MexHo02ilU 3a CKOPOUEeHOI0 NPOYedypoI0 3d 36ePHEHHIM
MO3 Vkpainu nposedena ynoGHO8aA*CEHUM OP2AHOM 3 0ePIAHCABHOI OYIHKU MEOUUHUX
mexHo02il 8i0N0BIOHO 00 sumoz 11opsaoxy nposedenHs 0epaHcasHol OYIHKU MeOUYHUX
mexHon02il, 3ameepoxceno20 nocmanosoio Kabinemy Minicmpie Ykpainu 6io
23.12.2020 Nel300 ma cknadaecmovcs 3 auanizy NOPIBHAIbHOL ehexmusHocmi
(pe3ynomamusrnocmi), 6e3neku ma 6NaU8y Ha OH0HCem JIKAPCbKO20 3Ac00) HA OCHOBI
OoaHux 3 GiOKpumux Odxcepen iHgopmayii. BUcHOBOK YNOBHOBANCEHO20 Op2aH) 3
0epa#casHoi  OYIHKU MeOUUHUX MEXHONO02I 34 CKOPOYEHOIO Npoyedyporo Mae
pexomenoayiunuu xapakmep. lIpeocmaeneni 0ami y 6UCHOBKY € aKmyanbHUMU CIAHOM
Ha 0amy 1ti020 ni020mMo6KuU.

1. Indopmanis mnpo gaTry nNpPoOBedEHHS [AE€PHKABHOI OIIHKH MeJIUYHUX
TEXHOJIOTI 32 CKOPOYEHOI0 MPOUEAYPOI0 3asiBJCHOr0 JIKApPCHLKOro 3acoly:
13.07.2022.

2. Indgopmanis npo 3asiBJIeHNH JiKapcbKuUii 3aci0
Cranom Ha 13.07.2022 p. B Jlep>kaBHOMY peecTpl JIKapChKHUil 3aciod
BeJIaraonepasa anb(a MpeacTaBiIeHuil TAKMM TOPTrOBEIbHUM HalMEHYBAHHSIM: !

! http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist?opendocument&sklad=%E4%E8%EC%E5%F2%E8%EB%F4%F3%EC%E0%F0%E0%F2
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1) naiimenyBaHHsl (npi3BuIle, iM’d, MO 0aTbKOBI) 3asiBHMKa Ta Ha3Ba
BHPOOHHUKA JIIKAPCHKOIO0 3aC00Y:

BIIPIB, nopomok ass po3uuny 11 iHQy3iid, no 400 O1; 1 ¢pnakon 3 mopouikom
y KapToHHIA kopoOii. BupoOuuk: I[llaitep ®apmacerorikan3 Ipmangis Jlimiten,
Ipnannis; Berrep ®apma-®Deprirtonr I'MOX Enn Ko. KI', Himewuwna; Kenmxin
baito®apma, JITJ (n6a Emepmxent baitoConyminz (CibiAi)/Ilaiep Xbromen
Jlxenerik Tepamic, CIIA/CIIA; Yapns3 Piep Jlabopatopiz Awnenna JItn/Yapnss
Pisep JlaGopatopiz EninOypr Jlta., Ipmannpis/Crnonyuene KopomiserBo; JliEiuEn
Canmnait Yeitn/Eminent Cepsice3 Koprniopeiin, Hinepnanau/CIIA. 3assauk: [latiep
®dapmacerotikan3 Ipnannis Jlimiten, [pnanmis.

2) ToproseJibHAa Ha3Ba JIKapCbLKOIo 3aco0y:

BIIPIB

3) MIZKHAPOJAHA HENMATEHTOBAHA HAa3BAa A00 CHHOHIMiYHE HAMEHYBAHHS:

Benarmroniepasa ansda/Velaglucerase alfa

4) ckyaj JIKapcbKOro 3aco0y (nir4i Ta 10NMOMIisKHI pe40OBUHM):

1 ¢pnakon npenaparty mMictuth 1 dpaakon mictuts 400 O/] Benarntouepasu anbda.
JIOTIOMIDKHI pEYOBHHU: caxapo3a; HATpIl0 LHUTpaAT, JUTIApPAT; JTUMOHHA KHUCIOTa,
MOHOT1/Ipat; mojicopoar 20

5) popma BUnIyCKY:

MOPOIIIOK JIJIst PO3UUHY A 1H]Y31i

6) cnocid 3acTocyBaHHs JiKapCbKOro 3aco0y:

PexomennoBana no3a ctanoButh 60 OJl/kr 1 pa3 Ha qBa THXKHI.

MoxnuBe 1HAWBIAYyallbHE KOPUTYBaHHS JIO3M Ha OCHOBI JIOCSTHEHHS Ta
HOIITPUMKH ~ TEPANEBTUYHUX LUICH. Y KIIHIYHUX JIOCHIPKEHHSAX OIIHIOBAJIH
3aCTOCyBaHHA 703 y aiana3oHi Bix 15 qo 60 OJI/xr pa3 Ha nBa TxkHi. [lamienTtu, siki
Hapasl NpUUMarOTh IMITJIIOLEpa3y K €H3UMHY 3aMiCHY Teparnito xBopoou ['omre [ Tumy,
MOXYyTh mounHat 3actocoByBatu BIIPIB, 30epiratoun 103y Ta 4acToTy MpUHOMY.
Ho3u, Bumi 60 OJI/kr, He JOCTIKYBaIKCS.

[TamienTam, K1 3MIHWJIM JIIKYBaHHS IMITJIIOIIEPA300 Ha JIIKYBaHHS MIpenapaTom
BrnpiB, mpu3zHauaeThcs €KBIBaJEHTHA JI03a Ta 4YacTOTa BBEJCHHS BeJariiolepasu
anbda.

JiTu: mikapchkuii 3aci0 3aCTOCOBYIOTH Y TEIaTPUUHIN MPAKTHIII.

7) indopMmanisi npo HASIBHICTH JIEPKABHOI peecTpauii JikapcbKoro 3acody B
Ykpaini:

BIIPIB, peecrpamiitne mocBimuenass Ne UA/15706/01/01, tepmin aii
HeoOMexennii 3 18.01.20222,

8) dapmaxkosioriuna aisg  JiKapchbKOro 3acody Ta KOA 32 aHATOMO-
TepaneBTHYHO-XIMiYHOI0 KJIacupikauiero: [Ipenapartu 1uis 1iKyBaHHS 3aXBOPIOBAHb
TPaBHOTO TPAKTY 1 nmopyuieHs oOMiHy pedoBuH. @epmentu. Kon ATX A16A B10.

9) noka3aHHs 10 MEeJUYHOI0 3aCTOCYBAaHHS, 32 IKUM OIaBaJIacH 3asBa:

2 http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlist?opendocument&sklad=%E2%E5%EB%E0%E3%EB%FE%F 6%E5%F0%E0%E7
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Jlep>kaBHa OIliHKa MEIUYHUX TEXHOJIOT1H (nani - nepkaBHa OMT) npoBoauiack
3a CKOpPOYEHOIO MpOolEeayporo 3a 3BepHeHHAM MO3 VYkpainu, 1mo He mepeadadano
noaaHHs 3aaBu. Y nucti 3BepHeHH1 MO3 (Bix 09.06.2022 Ne 25-01/12931/2-22 Ta Bifg
20.06.2022 Ne25-01/13739/2-22) BkazaHe oOjHE T[OKa3aHHSA JO MEIUYHOTO
3aCTOCYBaHHS: JIIKyBaHHsI MAIl€HTIB 3 XBOpoOoto ['omie 1 Tury.

10) noka3aHHs 10 MEUYHOI0 3aCTOCYBAHHS BiINOBIIHO 10 IHCTPYKII 1J1st
MEINYHOI0 3aCTOCYBaHHsAl, 3arTBepa:xkeHoi MO3, 3a HasiBHOCTI [epKaBHOI
peecTpaiii JikapchbKoro 3acody B YKpaiHi:

[Ipenapar Brpis nokazanuii ajist TpUBaioi €H3UMHOI 3aMICHOT Teparii marieHTiB
3 xBopoOoto ['omre | Tumy.

11) indopmanisa npo HAsIBHICTb NOKA3aHb A0 MEIMYHOI0 3aCTOCYBAHHS
JIKAPCHKOro 3aco0y 1Jisi BUKOPUCTAHHSA i/l 4aC HAJAHHS MeJINUYHOI J0MOMOTH
NPHU CTAHAX, [0 3a3HAYEHI Y NPIOPUTETHUX HANPSIMAX PO3BUTKY cepr OXOpPOHH
310POB’si:

VY nucri 3BepHenHi MO3 3a3HaueHo, 10 HA BUKOHAHHS MIAMYHKTY 3 MYHKTY 4
noctanoBu Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300, a Takox IiJIyHKTIB
5 nyukry 8 Ilopsaky mpoBeAeHHS AEpKABHOI OIHKM MEIMYHUX TEXHOJOTIMH,
3aTBepKeHOro nocraHoBoro Kabinety MinictpiB Ykpainu Big 23.12.2020 Ne 1300
(mami - Iopsimok) mpo HeoOX1gHICTh MpoBeneHHs Aep:kaBHOI OMT 3a ckopoyeHOIO
IPOLIETypOI0 MO0 JIKApPChKOTO 3aco0y Bemnariorepasa ainbda s JTKyBaHHS
xBopoOu ['omre tum 1.

XBopoOa T'ome BXOAWTH 0 TMEPENiKy piAKICHUX (opdaHHUX) 3aXBOPIOBaHb,
3arBep keHoro HakazomM MO3 Vkpainu Bin 27.10.2014 No 778, 3apeecTpoBaHOTO B
MinictepcTsi octuiii Ykpainu 13 nucronanga 2014 p. 3a Ne 1439/26216.

3. BUCHOBOK YNOBHOBAKCHOI'0 OPraHy WIOAO0 Pe3yJbTaTiB NOPiBHAJIbHOI
epexTUBHOCTI (pPe3yJbTATHBHOCTI), Oe3neKku, e(GeKTUBHOCTI BHUTPAT Ha
JIKapChKHH 3aCi0 Ta aHAJI3Y BIUVIMBY HA NOKA3HUKH 0I0ZKETY

1) naHi MO0 NPiOPUTETHOCTI 32aXBOPIOBAaHHA (CTAHY)

XBopoOa ['omre —11e pifKicHa CHajKoBa JIi30COMHAa XBOp0Oa HAKOMWYEHHS, 1110
OXOIUTIOE Tpu OCHOBHI (opmu (tumm 1, 2 1 3). BuginaoTs Takox
deTanbHy/HEOHaTaIbHy a00 TMepUHATANIbHO-JETANBHY (OpMYy Ta CepleBO-CyAHMHHY
dopmy (abo anrmiicerkoro Gaucher-like disease). Knacudikariis 3a Tumamu 3acHOBaHa
Ha CTYTEHI TSHKKOCTI YpaKCHHsS HEPBOBOI CHCTEMHU, BiIli AeOOTY XBOpoOM 1 Temmax
IPOrPECYBaHHS 3aXBOPIOBaHHS. XBopoOa BUHUKAE uepe3 myTarlii B reni GBA (1g21),
SKAW KOJYy€ JI30COMHUM (DepMEHT, TIIIoKolepeOpo3uaasy ado B JAy»Ke PiIKICHUX
Bumnagkax reH PSAP, skuil kogye ioro Ounok-akruBatop (canmo3un C). [edimut
TIIIOKOLIEpeOpO3uAa3u MPU3BOIUTE A0 HAKOMMYEHHS BiJIKJIAJCHD TIIOKO3UIIICPaMiTy
(abo Oera-rimrokolepeOpo3uIa3u) y KIITHHAX PETUKYJIOSHIOTEMAIbHOT CUCTEMHU
MEeYIHKH, CEJIe31HKU Ta KICTKOBOTO MO3Ky (kimituHU ['omie). [lepenaua 3axBoproBaHHs
ayTOCOMHO-pELIeCHBHA.
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KitiHiuHI posiBY 3aXBOPIOBaHHS JIy>Ke pi3HOMaHITHI. Yci popmu xBopoobu I'omre
HE MalOTh N€HJEPHHUX BIJIMIHHOCTEH, ii 3 OJJHAKOBOI YACTOTOK) CHOCTEPIraroTh K Y
YOJIOBIKIB, Tak 1 B *kIHOK. XBopoba ['ome 1 tumy (90% BunaaxiB) € XpOHIYHOIO 1
HEHEBPOJIOTTYHOIO (OPMOIO, TMOB’SI3aHOK0 3 OpraHoMerajielo (cene3iHka, IMEYiHKa),
aHOMAJIisIMH KiCTOK (01J1b, OCTEOHEKPO3, MATOJIOT1UHI MEPEIOMU) Ta IUTOMNEHI€e0. Tum
2, TroCTpa HelpomaTuyHa, XapaKTepU3ye€TbCd pPaHHIM TIOYAaTKOM, IIBHUJIKO
IPOrPECYIOU0i0 TUCHYHKINEI CTOBOypa MO3KY, OpPTaHOMETAJIEI0 1 MPU3BOAUTH JI0
cMmepTi y Bimi a0 2 pokiB. Tun 3, miaroctpa HeiiponatudyHa hopma, Bpakae aitei abo
MIUTITKIB 1 XapaKTePU3YETHCS MPOTPECy0U0r0 eHIledanonaTieto (OKOpyxoBa ampaKcis,
eNIerncis Ta aTakcis) 13 CACTEMHUMHU MPOSIBAMH, SIK1 CIIOCTEPIrat0Thes 1 pH 1-My THI
xBopoou’. [lepuHaransHo-1eTanbHa GopMa xBopoba [omre 3ycTpidacThCs MEHIIE HiXk
y 5% nauienTiB. Lleil THN nyXe BaXKUM 1 OB’ A3aHUH 31 CMEPTIO 10 3-MICSIYHOTO BIKY
abo B yTpo6i martepi. CepiieBo-cynuHHa popma xapakrepusyerbest ypakeHHsm [[THC,
HANpUKJIaJ, OKOPYXOBa amrpakcis, 1HII CHUMITOMHU BKJIIOYAIOTh KalbIU(IKaIIO
MITpaJbHOIO Ta a0PTAJILHOIO KIIANAaHiB, IOMYTHIHHS POTiBKM Ta CILIEHOMETAIII0?,

3a mixHapoaHow kiacudikamiero BOO3 MKB-11 mae kon 5C56.0Y (Other
specified sphingolipidosis)’.

3a JaHUMU BIIKPUTOTO JpKepena iHdopmarlii mpo PiAKICHI 3aXBOPIOBAHHS
OrphaNet® mommpenicts xBopo6u [omre cranosuts mpubmuszao 1/100 000. Piuna
3aXBOPIOBAHICTh Ha XBopoOy ['omie y 3arayibHii momymsiii craHoBUTh Oiu3bko 1/60
000, anme Bonma w™oxe gmocsratm Ao 1/1 000 y eBpeiB amkeHa3i (TOOTO
CX1THOEBPOTMENCHKOTO, IIEHTPAILHOTO 1 MIIBHIYHO €BPOMEUCHKOTO TTOXOKCHHS ).

3a JaHuM IHIIOTO JpKepesa BiakpuToi iHdopMarii mpo piakicHi 3axBoproBaHHs’ y
Cnonyuenux Illtatax 6mmu3pko 6000 mroneit xBopitoTh XxBOpoOoro ['ome. XBopobOa
['ome € HAUMOMIMpEHIIINM TEHETHYHUM 3aXBOPIOBAHHSIM Yy €BpEiB alIkeHasi,
3aXBOPIOBAHICTh Ha SKy Moke nocsraté | 3 450 mapomkenux. Hemae erHidHOi
NOIIUPEHOCTI, TOB’s13aH01 3 XBopobOoro ['ome 2 abo 3 tumy. OgHaK iCHye MiATHII
xBopoOu ['omre Tuny 3, sikuil yactie 3ycrpiyaerhes B perioni Hopoorren y IBemii
(xBopoba [T'ome Hop6orreH). 3a oIiHKaMH, MONIMPEHICTh CEpeJ] IIBEACHKOTO
Hacesnenns Hopborren cranosuts 1 Ha 50 0008,

[Mommpenicts y ®pannii cranoButh 6nmm3bko 1/136 000 cepen 3araiabHOTO
Hacenenns’. CtanoM Ha rpyzaeHb 2015 poxy y (paHily3bKOMY peecTpi Mali€HTiB 3
xBopobor ['ome (RFMG) pedepeHnc-1ieHTpy J1130COMHUX 3aXBOPIOBAHb 3HAYMIIHCS
3apeecTpoBaHUMU Ta Oyym xkuBi 502 mamientu: 444 nopocnux i 58 mitei.

Shttps://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

* https://icd.who.int/browse 1 1/1-m/en#/http%3a%2 %2 fid.who.int%2ficd%2 fentity%21875237176%2 fmms%2 fother

© https://www.orpha.net

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

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

° https://www.has-sante.fr/upload/docs/application/pdf/2015-12/pnds_- maladie de gaucher.pdf
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JlocnikeHHs: 3 ABCTpallii MOBIOMIISUIO MPO 4YacTOTy 3axBoproBaHb 1/57 000;
aHajoriune gociipkenas 3 Higepnanais nosimommiio npo 1,16/100 000, y Yecobkiit
Pecny6uini mommpenicts cranosuna 1,13 ma 100 000°,

BignosigHo 10 nanux, HajaHux y goaatky ao gucra MO3 Bixg 16.02.2022 Ne 25-
04/4617/2-22, ctanom Ha 2022 pik KIIBKICTh MaIi€HTIB 3 XBOopoOoro ['ome Tumy 1 B
VYkpaini ckianae 65 ocibd (51 mopocnux i1 14 miteit).

Cnin Bim3HauuTH, mo posnopspkeHHsM Kabinery MinictpiB Ykpainu Binm 28
kBiTHS 2021 p. Ne 377-p Oyna cxBanena KoHiemniii po3BUTKYy CHCTEMH HaJlaHHS
MEJMYHOI JOTIOMOTH TMAIliEHTaM, $Ki CTpaXJalTh Ha piakicHi (opdanHi)
3axBoproBanHs, Ha 2021-2026 poxm!'! (mami - Konmenmis). Mera Komnuemnmii -
3MEHIIUTH CMEPTHICTh BIJl PIAKICHUX (Op(paHHUX) 3aXBOPIOBaHb, MiJABUIIUTH SIKICTh
KUTTS TALIEHTIB, Kl CTPAXKIAIOTh HA pIAKICHI (Op¢aHHI) 3aXBOPIOBAHHS, MIJISIXOM
3a0e3MeyYeHHs CIIPABEeAIUBOTO Ta PIBHOTO JOCTYMY /0 AKICHOI MEIWYHOI JOMOMOTH
TaKUM [alllEHTaM, 30KpeMa J0 SIKICHUX, €(EeKTUBHUX Ta O€3MEeYHUX JKApChKUX
3ac001B JIs JIIKyBaHHS piJIKICHUX (Op(haHHUX) 3aXBOPIOBaHb, 10 MEAUYHUX BUPOOIB Ta
OPOJYKTIB CHEIaTbHOTO JIKYBaJbHOIO XapuyBaHHsS, @ TaKOX ICHXOJIOTTYHOIO
cynpooay. Bimnmomimno mo Koxmeniii VYkpaina B3sia Ha cebe 3000B’s3aHHS
3a0€3MeUnTH TallieHTaM, Kl CTPaXKIarTh Ha piakicHl (opdaHHI) 3aXBOPHOBAaHHS,
3ax0oAM 3 NPO(MUIAKTHKKA TaKUX 3aXBOPIOBAHb, OpPraHi3allil0o HaJaHHA MEIUYHOI
JIOTIOMOTH, Oe3MepepBHUN Ta OE30IIaTHUN JOCTYN J0 HEOOXITHUX JIKAPCHhKUX
3ac001B, MEMYHUX BUPOOIB Ta BIAMOBITHUX XapUYOBHX MPOIYKTIB JUISl CIIECIIAIIBHOTO
JIKyBaJbHOTO Xap4UyBaHHS.

2) pmaHi W0A0 JOCTOBIPHOCTI pe3yJbTATIB NOPIBHAJBHOI KJIHIYHOI
epexTBHOCTI Ta Oe3mekM  3asBJICHOIO JiKapcbkoro 3acody. Ommc
(mpeacraB/ieHHs) 3a3HAYEHHUX Pe3yJIbTATIB

3 MeTOw aHali3y JaHMX KIIHIYHOI €()EeKTUBHOCTI Ta O€3IMeKH Beiarirolepasu
anbda A JiKyBaHHsS XBopoOu ['omie tumy 1 nmpoBeAeHO MONUIYK TPETUHHUX JIKEpell
iH(opMarlii MmoJ0 JOKAa30BUX JaHUX Yy Tally3eBUX CTaHAapTax y cdepi oXopoHU
3I0pOB ' YKpaiHH, Ha caiiTax MI>XHAPOIHUX MPO(PUIBHUX OpraHizallii, y 6azax gaHux
PubMed, Trip Database.

B Peectpi MeIUKO-TEXHOJOTIYHMX JTOKYMEHTIB 31 CTaHAapTH3aIlii MEIUYHOI
pornoMoru'? HasBHUM YHiikoBaHUi KIIHIYHMIA IPOTOKOJI NEPBUHHOL, BTOPHHHOI
(cmeuianizoBaHoi), TPeTHHHOI (BHCOKOCHENiaJi30BaHOI) MeAMYHOI J0MOMOTH
“XBOPOBA I'OHIE”, 3aTtBepmkennii HakazoMm MO3 Vkpainu Big 19.08.2015 Ne529.

CreuianbHe JiKyBaHHS NalieHTIB 3 XBopoOoto ['omie Tuny 1 ta 3 3a1ficHIOETHCS
3a gonomororo ¢pepmenTHoi 3amicHoi Tepamnii (P3T). {03y miaduparoTs iIHAUBIAYaTBHO
BIJIMOBIAHO JIO KJIIHIYHOTO CTaTyCy MallieHTa Ta WOro MOJEKYJISPHO-TEHETUYHUX
MOKa3HMKIB. 3a HEOOXIJHOCTI MPU3HAYAETHCS CHUMITOMATU4YHE JiKyBaHHs. [lpu

10 https://www.ncbi.nlm.nih.gov/books/NBK 1269/
' https://zakon.rada.gov.ua/laws/show/377-202 1 -p#Text
12 https://www.dec.gov.ua/mtd/hvoroba-goshe/
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xBOpoO1 ['omie Tuny 2 npu3HauyaTh miaATpuMytoue JikyBaHHA. [Ipuznauenns O3T
3MIMCHIOETHCS Yy 3aKjajl OXOPOHHU 3J0POB’Sl, BU3HAUYEHOMY JUISl HAJ@HHS MEIUYHOT
JIOTIOMOT Y TaIlieHTaM 3 XxBopoooro [ ore.

Kpurepiem BxitoueHHsi ais jikyBaHHsa 3a gonomororo ®O3T e mabGoparopHo
niaTBeppKeHuit Tum 1 ta Tumn 3 xBopoou [Nomre 3 manidecTalliero KIMHIYHUX MTPOSBIB.
Kpurepisimu juis HeBiakaagHoro moyatky O3T e:

BCTAHOBJICHHS JlarHO3y XBopoOu ['o1rie 3 HasiBHICTIO CUMOTOMIB 70 20-pidHOTO
BIKY;

TspKka anemist (Hb < 8 mr/mn);

TsKkKa TpoMmbouuroneHis (< 60000 kaiTuH/mMi);

nerkonuTh < 3000 KIITHH/MII;

MaTOJIOT14YHA JAMKICTh KICTOK, KICTKOBI KPU3U T4 OCTEOHEKPO3 B AaHAMHE3I;

3HM)KEHHS MIBUJIKOCTI 3pOCTY Ta/ab0 3aTpUMKa 3pOCTy Y JITeH;

3aTpUMKa CTaTeBOrO JI03PIBAHHS Y JITEH;

HAsIBHICTh PIAHUX OpaTiB UM cecTep 3 TKKUM MepediroM 3aXBOPIOBaHHS, K1
noTpeOyroTh npu3zHaueHHs O3T;

TeHOTHII, [0 BUKIIMKAE TSHKKUHM TiepeOir 3aXBOpIOBaHHS (HaNpUKIIal, HasBHICTh
myTarii L444P yu D409H);

3picT <5-T0 MepLUEHTUIIS a0 CYTTEBE 3MEHIIIEHHS MOKA3HUKIB MIBUIKOCT1 3pOCTY
y JiTeH, Z-ToKa3HUK MiHEPaIbHOI IIUIBHOCTI KICTKOBOI TKaHUHU HIDKYe 2,0;

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

Kpurepii Bukimrodenss 3 nporpamu JikyBanHs @3T mpu xBopoOi ["omre:

xBopoOa ["omie, Tumn 2 (rocTpuii HEUPOMATUUHUN THI);

BaOXKI MOOIYHI e(eKTH, TOoB’s3aHl 3 BBEACHHSAM Mpemnapary, IiIo
YHEMOKIUBIIOIOTH npoBeaeHHs O3 T (nyxe piako 3ycTpivaroTbes, 3a3suyail 3T npu
xBOpoOi ["omie 106pe NepeHOCUThCS MaIllEHTAMHU);

BIJICYTHICTh KJIiHIYHOTO edekTty Big O3T.

Kpurepii omigku edheKTUBHOCTI (DEPMEHTHOI 3aMICHOI Tepamii:

BU3HAYCHHSIM €(QEKTUBHOIO JIIKYBaHHS € 3MEHIIEHHS a0o0 BiJICYTHICTh
POrPECYBAHHS AaKTHUBHOCTI XBOPOOHW, MPO IO CBIMYUTH CTaOLIi3allisl KIIHIYHOTO
CTaHy, TOB'SI3aHAa 31 3MEHIICHHSIM CHUMIITOMIB, $IKI CIIOCTEPIrajJuch Ha IMOYATKy
JTIKYBaHHS;

omiaka edextuBHOCTI P33T MpoBOAMTHCS HE paHimie, HIX Yepe3 6 MICSIlB 3
MOMEHTY MOYaTKy, 32 YMOBH JOTPUMAHHS PEKOMEHIOBAHOI JIKYIOUNUM JIIKAPEM CXEMH
JIKyBaHHS Ta 03U TIpemnapary;

ouinka epextuBHOCcTI 3T nmpoBoautbes B HIACIT «OXMATIAUT» He piawue,
HIXK JIB1Y1 Ha PIK Ta B 3aKJ1a/Il OXOPOHU 3/I0POB’ S, BU3HAYEHOTO /IS HaJIaHHS MEAUYHO1
nonoMoru nauientam 3 XI', ae 3ailicHioeThes poBeAaeHHss P3T, mig yac mpoBeaeHHS
BHYTPIIIIHHOBCHHHX BJINBAHb.

Jlo mikapchkux 3aco0iB 3a0e3reueHHs YHI(pIKOBAaHOTO KIIIHIYHOTO MPOTOKOIY
HaJIeXaTh IMITJIIOIEpa3a, Tajiritolepasa anbda, BIICYTHS Bearirolepasa ajbda.
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VY yorupHaguaTomy Bunycky /lep:kasnoro ¢popmysisipa JiikapcbKHX 32c00iB,
3aTBepmKeHoro Hakazom MO3 Vkpaimum Big 13.06.2022 Ne 1011"° BimcytHiit
JiKapChKii 3aci0 Benariroiepasa aibda.

[Iogo MIKHApOJHHUX KJIIHIYHUX HACTAHOB T4 HACTAHOB HAYKOBUX TOBAPUCTB
IHIIMX KpaiH 3HAHJEeHO HACTYIIHI peKOMEHAAIlli:

1. Pexomenaanii OHTapio moao JikyBaHHsi xBopoOou I'ome (pepmMeHTHOIO
3aMiCHOI0 Tepamic iMirawnepa3ow ado BeJarjawoIepasow ado cyodocTpar
peaykuiiino Tepamierw Mmiraycrarom, 2011 (Ontario guidelines for treatment of
Gaucher disease by enzyme replacement with imiglucerase or velaglucerase, or
substrate reduction therapy with miglustat, Version 9, August 2011),

Ha MoMeHT miaroToBKH 1bOro JTOKyMEHTa OyJK JOCTYITHI HACTYIHI JIKapChKi
3acobu ana JmikyBaHHsS xBopobu [ome: ®3T - anrmronepasa, imirmronepasa,
Benarionepasa anbda; cyocrpar peaykiiiina tepamis (CPT) - mirmycrar.

Kpurepii mouatky JikyBaHHs MAII€HTIB 13 XBOpoOoro ["omre:

1. IIIBuakicTh MpOrpecyBaHHS CHUMNOTOMIB, SIK Y JOPOCIUX, TaK 1 y AITeH,
CBITYUTH IIPO TE, 1110 XBOPOOa, UMOBIPHO, MAaTUME TSKKUN Mepedir MPOTATOM KUIbKOX
POKIB.

2. Hapasi ¢inancoBa miaTpuMKa JIKyBaHHS OE3CHMITOMHHMX IIAIlIEHTIB HE
HAJa€TbCsl 4Yepe3 BIACYTHICTh JaHUX, AKI O CBIAYWIM Npo Te, W0 Tepamis
0€3CMMIITOMHUX MAIIEHTIB 3MIHIOE BIJAAJICHI PE3yIbTaTH.

3. IMamienTH, y SIKMX BUSBJICHO IEPBUHHY HEBPOJIOTTYHY (hopmy xBopobu [ o1ie,
3a3BUYail HE BBAKAIOTHCS BIAMOBITHUMU JI0 3aCTOCYBaHHS (papMaKoTeparii.

4. BuzHaueHHs TSHKKOCTI 3aXBOPIOBAHHS Y OYy/Ib-IKOTO KOHKPETHOTO MaIfieHTa
nokiagaerbcss Ha Komiciio 3  KJIIHIYHOTO Orjsiay, sKuid OyJe BpaxoByBaTu
reMaToJIOTIUHI YCKJIaHEeHHs (KOHIIEHTpAIlisi TeMOTJIO0iHYy, KUIBKICTh TPOMOOIIHTIB,
emizoau 1H(APKTIB CENEe31HKH), YPaXKHEHHS KICTOK, YCKJIQJHECHHS 31 CTOPOHH
IITYHKOBO-KUIITKOBOTO TPAaKTy, CUCTEMHI yCKJIaTHEHHS (3HIM)KEHA MIBUIKICTH POCTY
Ta/ab0 3aTpUMKa poCTY).

Binmina Tepamnii IpOBOJUTUMETHCS Y BUMAJIKY, SIKIIO MALIIEHT HE JOTPUMYETHCS
HAJIEKHOT'O JIIKYBaHHS a00 3aXO0/I1B, BXKMUTHUX JUIsl OLIIHKK €(DEKTUBHOCTI Tepamii; K10
TEeparis He TIOJIETIITY€ CUMITOMHU 3aXBOPIOBAHHS.

Bubip nikapcekoro 3aco0y:
1. Skuio mamieHT BiMOBIIAE KPUTEPISM MOYATKY Tepallii, TO Mepla JiiHis BUOopy
mae 0ytu O3T.
2. CPT 3 Miriaycrarom MoBUHHA OyTH PO3IJISIHYTa JIJIs MAIIEHTIB 3 XBOpoOoro ["ome

1 Tumy, siKi He MOXYTb 200 He OaxatoTh oTpumyBatu D3T, a came:

- pIiJIKi BUINAJIKH TSHKKUX aJePrivHMX PEakilii ado IiJBHIICHOI Yy TIUBOCTI
0 O3T;

Bhitps://moz.gov.ua/uploads/ckeditor/%D0%B4%D0%BE%D0%BA%D1%83%D0%BC%D0%B5%D0%BD%D1%82%D0%B8/dn_1011_13.06.202
2 dod.pdf
" http://www.gauchercanada.ca/documents/fONTARIO-GUIDELINES-FOR-TREATMENT-OF-GAUCHER-August-2011-2.pdf
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- HEMOXJIMBICTh MIATPUMAaHHS BHYTPIIIHOBEHHOT'O JOCTYMY (BKIIOYAIOUH
CTpax T'OJIKH);
- TMAall€HTH, K1 OTPUMYIOTh MakcuMmalibHi 10o3u P3T, onHak mpu UbOMY
MarTh HEJIOCTATHIO KJIIHIYHY BiJIMOBIb;
- MAIli€HTH, K1 He 0akaroTh a00 He MOXKYyTh oTpuMatu O3 T 3a MeTUUHUMHU
MoKa3aHHs a00 3 0COOMCTUX MPUYHH.
3. Mae O6yTu BpaxoBaHa BapTiCTh Tepartii.
Hoza @3T 3amexxuth Big THKKOCTI 3aXBOPIOBAHHS 1 TIPU3HAYAETHCS
CIICLIAIICTOM, SIKHM Ma€ JIOCBiJ JIIKYBaHHS, OJIHAK 3a3BHYail BOHA HE IepeBuinye 60

OJI/xr macw Tij1a KOXHI 2 THKHI.

Tabmuis 1. 3BeneHa TabIMIA TTOKa3aHb 0 TEparlii Ta O9iKyBaHOI BiAIOBIII

[Tokazanns 10 Teparii

OuikyBaHa BIAMOBIIb

I'emorno6in <85% Bi HUKHBOT MEXI
HOPMH, IIT0 BIATOBIIAa€ BiKYy Ta CTaTI.

[TimBumeHHs piBHA remMoriaooiny >110
/71 11 K1HOK 1 aitert 1 >120 1/ mia
YOJIOBIKIB.

Kinpkicts TpoMGonutis <50 x 10°/1 B
JBOX OKPEMHUX 3pa3Kax;

a0o0 KpoBOTEUa, MOB'sI3aHa 3
TPOMOOITUTOTIEHIELO,

HE3aJIEKHO B1J KIJTBKOCTI TPOMOOITUTIB.

[TixBuIieHHS piBHSA TPOMOOIIUTIB 10
PiBHS, JIOCTaTHHOTO TSI 3aIIO0ITaHHS
CIIOHTAHHIM KpOBOTEYI.
Hopwmannizariist piBHs TPOMOOIIUTIB y
MAII€EHTIB 31 CINICHEKTOMIEIO.

V manieHTiB 3 IHTAKTHOIO CEJIC31HKOIO
301UIBIIEHHS Y 1,5 Bl MOYaTKOBOTO
3HAYCHHS.

JIBa emizou TSHKKOTO 1H(DAPKTY
CEJIE31HKHU.

3MeHIeHHs po3Mipy cene3inku Ha 50%.
[TonepemxeHHs: MOAANBIINX 1HPAPKTIB
CEJIE31HKH.

["ocTpi KICTKOB1 KPHU3H.

[TonepemxeHHs: KICTKOBUX KPHU3IB.

Pentrenorpagiuni abo MPT o3naku

MOYaTKy pPyMHYBaHHS BEJIMKOTO Cyriooa.

[TokpamieHHs napaMeTpiB 300paKeHHs
(MPT, kinbKicHa Bizyai3anis XIMIYHOTO
3cyBy (quantitative chemical shift
imaging, QCSI), miHepasbHa UIUTBHICTh
KICTKOBOI TKQaHWHU).

CroHTaHHI IEPEIOMHU.

[TonepenxeHHs MOAABIINX MEPETOMIB.

XpOoHI4YHMI OLTb Y KICTKAX.

3MeHIIeHHs 000 y KICTKaXx.
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Omnepariis o 3aMiHi BEJIMKOTO CyTiI00a.

OnTumizalist XipypriyHoro pe3yJbTrary.

3HayHe NOpyILIECHHS (QYHKIIIT IEY1HKHU.

[TokpaiienHs: GyHKIT IEYIHKU

CuMnToMaTH4YHA TeIaTOCIZICHOMET aTisl.

3MeHIIeHHs po3Mipy cene3inku Ha 50%.
3MmeHIIeHHs po3Mipy nedinka Ha 30%.

[Iporpecytoue 3aXxBOpIOBaHHS JIETCHb
BHACJIII0K XBopoOu I orre.

[TokpallieHHS JIETeHEeBO1 TiepTeH311.
[ToxparieHHs] OKCUTEHAITI].

3BOpPOTHIN PO3BUTOK
remaToIyIbMOHAIEHOTO CHHIPOMY.

3aTpuMKa pO3BUTKY Y JITEH. [ToBepHEHHS 1O HOPMAJILHOTO Jiana3oHy

napameTpiB PO3BUTKY.

Jlokasu mporpecyBaHHS CHUMITOMIB, SIK Y
J0OpOCIUX, TaK 1 y JITeH, 110
3aXBOPIOBAHHS CTaHE TSHKKUM MPOTITOM
KUIBKOX POKIB.

[TokpareHHs X MapaMeTpiB K
BHU3HAYCHO BHIIIC.

2. lleperasinyTi pexoMenaauii moa0 JikyBaHHs xsopoou I'ome y gireit, 2013
p. (Revised recommendations for the treatment of Gaucher disease in children. Kaplan
P, et al. Eur J Pediatr 2013;172:447-458)".

Pekomenpanii miArOTOBIEHI TPYNOK MIDKHAPOJHHUX E€KCHEPTIB 3 BEIACHHS
narieHTiB 3 XxBopoooto [oie.

@®3T npeacTaBieHa alriroLEpa3ol — TIIIOKOLEPeOpO3naa30t0 JIIOIUHU, SKa
ctana goctynHoio B 1991 p., 11 peKOMOIHAHTHMM HACTYITHUKOM, IMITJIIOIEPa30Io,
noctynmHoto 3 1994 poky. AunbrepHaTuBHOIO  (POpMOIO  PEKOMOIHAHTHOI
TIIIOKOIIEpeOpOo3uIa3u JTIOMHY € Bearitonepasa anbda, sika crtana qoctynHor y 2010
poui. Tperss pexomOiHaHTHa (opma TIIOKOLEpeOpo3nIa3y, Taliriolepasa aibda,
OTpUMaJia CXBaJCHHS BiJl YTMpaBIiHHS 3 MUTaHb XapuyOBUX MPOAYKTIB 1 JIIKAPCHKHUX
3aco6iB CIIIA y tpaBai 2012 poky.

ITokazanus g0 movatky ®3T y mitedt 3 cumnTomamu (ogHe abo Oulbiie 3
HACTYIHOIO):

JliarHOCTyBaHHSI CUMIITOMIB 3aXBOPIOBAHHS B MEPILI J1BA JECATUIITTS XKUTTSL.

Tsxka anemis (Hb <8 mr/mn).

Tsxka TpomOoruToneHist (<60 000 kaiTuH/MII).

Kinekicts nefikorutiB <3000 KiIiTHH/MIIL.

CuMnrToMaThyHe 3aXBOPIOBaHHS KICTOK (MONEpenHi KICTKOBUH Kpu3 abo
OCTEOHEKPO3).

AKTHBHE 3aXBOPIOBAHHS KICTOK (MOK€ MPOTIKATU O€3CUMIITOMHO).

https://www.researchgate.net/publication/228444996 Revised recommendations for the management of Gaucher disease in_ children
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3HUXKEHa MBUJIKICTh POCTY Ta/abo 3aTpUMKa POCTY.

3aTpuMKa CTaTeBOro J03piBaHHS.

Bpat a0o cecTpa 3 TSHKKUM 3aXBOPHOBaHHSM, 110 noTpedye D3T.

Binomuii reHOTH, 1110 BUKJIMKAE TSXKKE 3aXBOPIOBAHHA (HAMPUKIIA[, HASBHICTh
myTariii L444P a6o D409H).

3pict <5-ro nepreHTHIsE a00 3HAYHO 3HM)KEHA IBUJIKICTh POCTY.

Z-TIOKa3HUK MIHEPAIbHOI IMIUTHHOCTI KICTKOBOT TKaHUHA < 2,0).

O06'em cenesinku >2,0 nepepuinye Hopmy MN Ta 00'eM neuinku >2,0 mepeBuILye
HOpMY.

Ho3zy @3T cnix migOupaTi 1HAWBIAYaIbHO BIAMOBIIHO A0 KIIHIYHOTO CTaHy Ta
MOJICKYJISIPHO-TEHETUYHUX  [OKA3HUKIB  Malli€eHTa. 3a MOXJMBOCTI  [TITH 3
3aXBOPIOBAHHSM TSDKKOTO CTYIEHs MOBUHHI oTpuMmyBaTi 60 Ol/kr Ha 2 TrxHI. diTam
13 3aXBOPIOBAHHAM CEPEAHBOTO CTYIEHsI TSKKOCTI ¢ orpumyBaTtu 30 OJI/kr 1 sikio
11 JIIKYBaHHS HE OCATHYTI, 1032 MOBUHHA OYTH 30UIbIIEHA.

AnbpTepHaTUBHI METOIM JiKyBaHHA: cyOctpar penykuiitHa Tepamis (CPT) -
MITJIyCTaT Ta eJirjycTaT TapTpar, SKI CXBajeHl I JOpPOCIIHX MAIll€eHTIB 13
cuMmrromamMu xBopoou ['orie 1 TUIly 3 JIETKUM Ta CEPEHIM CTYIIEHEM TSAKKOCTI, OJTHAK
HE CXBaJIeH1 JIJIs1 JJIKyBaHHS JiTel 3 XxBopoOoro ["orre.

3HayHa 3aXBOPIOBAHICTh Ta CMEPTHICTh OOMEXKYIOTh BUKOPHUCTaHHS
TpaHcIuianTtaiii remomnoetnyHux ctoBOypoBux kmitTuH (TI'CK) y marmieHTiB i3
xBopoOoro Tome 1 tumy. Ockinbku DP3T € BHUCOKOSHEKTUBHUM JTIKYBaHHSIM
reMaToJIOTIYHUX, BICIIEPATbHUX Ta CKEJIETHUX TMpOsBIB XBopoOw ['ome, BoHa
3QJIMIIIAETHCS MEPIOtO JiHie0 Teparii, ogHak TI'CK moxe MaTtu TeopeTUUHY mepeBary
nepen O3T y crabinizanii HEBPOJIOTTYHUX CUMIITOMIB XBOpoOu [ ome.

3. HauioHajnbHM# MPOTOKOJ AiarHOCTUKM Ta JikyBaHHs (PNDS) xBopoou
I'ome. PedepenTHnii HeHTP JIi30COMHHMX 3axBOpOBaHb, ®dpanuia, 2015 p.
(Protocole National de Diagnostic et de Soins (PNDS) Maladie de Gaucher. Centre
de référence des maladies lysosomales, 2015)'S,

Ileit mpoTokoy BijOOpaka€ OCHOBHI THWTAHHS IOJO BEJICHHS IaIli€eHTa 3
xBopoOoro Tome. TepameBThuHe BeleHHA TalieHTa 3 XBopobow [ome €
MYJIbTUIMCIUTITIHAPHUM: HOTO KOOPJMHYE METMYHUM CHeIlianicT pa3oM 13 Pedepenc-
IIEHTPOM JII30COMHUX a00 MeTaboJIYHUX 3aXBOPIOBaHb. Hapasi iCHye nBa MeToau
cneruivnoro iikyBanHsa xBopoou ['ome: ®3T (cranmaptHe mikyBanHs) Ta CPT.

®3T: nBa pekoMOIiHAHTHUX (DEPMEHTH KOMIIEHCYIOTh 3HUKEHHS ()EPMEHTATHBHOT
aKTHUBHOCTI TJIIOKOIIEpeOpo3umaa3u: iMmiriionepasa 1 Benarmorepasza. CTtaHoM Ha
rpyaeHs 2015 p. obunBa Oynu [103BOJIeH! A Hpu3HaueHHs PedepeHc-ueHTpom
JT130COMHMX  a00  MeTa0ONIYHHUX  3aXBOPIOBAaHb, SKI  BBOASATh  LIJISXOM
BHYTPIIIHBOBEHHOI 1H(Y31i KO>KHI JBa TUXH1 a00 B yMOBax JAEHHOrO CTalioHapy, abo
BaoMa (Mmicis MpUHAWMHI TphoX 1H(Y31M Mig HArASAOM JiKaps), 3ajJeXHO Bij
nobaxaHp marieHTa. KpiM jerkux peakiiiid (IOYaTKoBI TSKKI ajepriudi peakiii €

1o https://www.has-sante.fr/upload/docs/application/pdf/2015-12/pnds_- maladie_de_gaucher.pdf
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BUHITKOBUMHU), TOB’s3aHUX 3 1HQY31€I0, Kl 3 SBISIOTHCS MEPEBAXKHO MPOTITOM
NEPIIOro POKY, JJIKyBaHHS nepeHocuthes 1oope. 3T € npenapaTtaMu nepiiioi JiHi1 s
JiKyBaHHs XxBopoOu 'omie Tuny 1 y 1opociaux 1 €TMHUM crielU(pIYHUM JIKYBAHHSIM IS
nelaTpUYHUX TaIieHTiB 13 xBopooOow [ome tunmy 1 a6o tumy 3. ®3T € equnum
PEKOMEHJOBAaHUM 3acO00M JIIKYBaHHS IIiJl Yac BariTHOCTI Ta TOJyBaHHS TPYIIO.
EdexTuBHICTD 1 MEPEHOCUMICTH JIBOX MOJICKYJ, TOCTynHUX y DpaHilii, eKBiBaJICHTHI.

CPT: nBa mpemapaTd HOifOTh HAa 3HIDKCHHS CyOCTpaTy HUISIXOM 1HTiOyBaHHS
TIIFOKO3UJIIIEPaMiZICHHTa31d 3a JIOTIOMOTOI0 PI3HUX MEXaHI3MIB: eJIIIyCTaT, aHaJlor
Iepamigy Ta MIriaycrar, aHajgor D-rimroko3u, QyHKIS TPUTHIYEHHS SKOTO € MEHII
crienu(p1gyHOI0 Ta MEHII MOTYX)Ha. O0uBa NPUUMAIOTHCS IEPOPATILHO.

MirnycraT € mpemapaTtoM Ipyroi JiHIi, MOKa3aHUM MJi JIIKYBaHHSA JOPOCIIHX
NAIIEHTIB 13 JIECTKUM Ta CEPEAHIM CTYNEHEM TSKKOCTI xBopoOu ['ome 1. Mirmycrar
CJIiJ] 3aCTOCOBYBATH JIMILIE JJIs JTIKYBaHHS MalieHTiB, il SskuxX O3T He miIxX0oauTh.

Enirnycrar nokazanuii 1jisi TOBrOCTPOKOBOTO JIIKYBaHHS IOPOCIUX MAII€HTIB 13
xBopoOow Tome 1 Tumy, sIKI € TMOBUIBHUMHM METa00i13aTOpaMU, MPOMIKHUMHU
MeTtadosizaropaMu abo MBUAKUMH MeTadomizaropamu rutoxpomy CYP2D6 (95% no
97% nopocnux mnanieHtiB). [lamientam, axi padime oTrpumyBanu JikyBaHHsS D3T
MOKHA 3allpOTIOHYyBaTU mepexiy Ha eniraycrar. Lle, iMOBIpHO, MOKpalIUTh SIKICTh
KUTTS TAIll€EHTA MIJISIXOM 3MEHIIECHHs TTeBHUX OOMEXEHb, OB’ SI3aHUX 13 1HY31SMU.
Kowmirer 3 ominku nikyBanns xBopoou ['ome (CETG) 3BepTae yBary Ha B3a€MO/IIO
JTIKapChKHUX 3aC001B 1 peKOMEHIy€e Ha/laBaTh 00’ €KTUBHY 1H()OPMAITIIO SISl CIPUSHHS
NPUXUIBHOCTI TAIIEHTIB 1 JOTPUMAHHIO PEXKUMY JIKyBaHHA. Y BHUMNAAKY, KOJH
XBOpo0Oa MOTaHO KOHTPOIIOETHCS, PEKOMEHI0BAaHO 3a0xodyBatu AoTpumanHs D3T,
JUTSL SIKO1 3MiHA JTO3YBaHHS € JISTKMMH Ta TOCTaTHIMHU JJIsl criocTepekeHHs. Hapasi,
HEMAae€ KOAHUX apryMEHTIB Ha KOpucTh nepesaru eniriaycrtaty Hag P3T. [lauientam,
K1 paHilIe MpUHMaIl MITTycTaT MOYKHA 3alPOTIOHYBATH MEPEXia Ha eirIycTart.

Inwi mepanesmuuni 3axoo0u. CIUICHEKTOMIsS Hapa)ka€ Ha TEBHI yCKJIaTHEHHS,
TOMY OlJIbIlIE HE PEKOMEHY€EThCS (KpIM OCOOJIMBUX BUIAJIKIB).

TpancmiaHTallist KICTKOBOTO MO3KY MOXke OyTH 00roBOpeHa y BUMAAKy XBOPOOHU
['ome 3 Tumy y miteit.

Heo0ximHo BXXHUTH BCIX CAMIITOMATUYHUX (aHAJIBIETUKU Ta 1H.), OPTOTIEAUYHUX,
peablTiTallitHUX 3aXO/iB Ta 3axO0JiB Teparii y pa3l IHBaJIIAHOCTI, HEOOX1THUX JJIs
namientiB. [lamienram Moxe OyTH 3amponoHOBaHA HaIllOHAJbHA TEpaneBTHYHA
nmporpamMa HaBYaHHS TMAIliEHTIB, MPUCBsiYeHa XBopoOi ["ome. MeauyHi mpariiBHUKHU Ta
NaIi€eHTH TOBUHHI OyTH TIPOiH(GOPMOBaHI MPO ICHYBAaHHSI acOIliallii MAIIEHTIB Yepe3
JOBIJIKOB1 IIEHTPH, BeO-caiitu yctaHoB Ta Orphanet.

Monimopune. MeToau CHOCTEPEKEHHSI MOEIHYIOTh KJIIHIYHE OOCTEKEHHS,
OI[IHKY OlOMapKepiB 3aXBOPIOBAHHS OJHMH-ABA pPa3W Ha PIK, KOJU L1 JOCSATHYTI, 1
Bizyanmizaiii (MPT BicuepajibHHX 1 KICTOK, IEGHCUTOMETPIsl KICTOK) KOXH1 2-4 POKH.
Mix BiIBIIyBaHHSIMU CIELIQIiCTa JIIKap 3arajibHOIl MPAKTUKU Pa3oM 31 CIEIiaTicCTOM
a0o0 JikapeM pedepeHTHOrO0 IEHTPY MPU3HAYAE TEPAMil0 IHTEPKYPEHTHOI MaTOJIOTi.
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4. “XBopoda I'ome - pexoMeHaamii MIOA0 JIArHOCTHUKH, JIIKYBaHHA Ta
MOHITOPUHIY”, po3podseHi IlonbCbKHM TOBAapHCTBOM reMarToJiorii Ta
Tpancdy3ioaorii Ta IHcTUTYTOM rematoJiorii Ta TpancdysioJorii, 2017 pik (Piotr
Hasinski et al. Choroba Gauchera — zalecenia dotyczace rozpoznawania, leczenia i
monitorowania, Acta Haematologica Polonica, Volume 48, Issue 4, 2017, P.222-261.
Polskie Towarzystwo Hematologow 1 Transfuzjologéw, Instytut Hematologii i
Transfuzjologii)!” .

JlaHi pexkoMeHmaIii € TepIIuM TIOBHUM JOKYMEHTOM IIOJIO JIarHOCTHKH,
JIKyBaHHS Ta MOHITOpUHTY XBopoOu ['omie y [Tompmi.

B nanuii wac ocHOoBHUM TepaneBTHUHUM migxonoM € D3T, mo BKIHOYaE
BHYTPIIIHbOBEHHE BBEJICHHS peKOMOIHAHTHOI TitokoliepeOpo3uaaszu. [lpenaparu ®3T
BBOJSITh Y BUIJIAJIl MOBUIBHOI BHYTPIIIHBOBEHHOI 1H(Y31i KOXKHI 2 THXKHI HPOTATOM
YChOTO KUTTS Talli€eHTa. 3aCTOCOBYIOTh 703U 15—-60 OJI/kr mMacu Tijia 3aJIe’)KHO BiJl
TSDKKOCTI 3aXBOPIOBaHHS, BIKY Malli€HTa (BUINA y ITEH) Ta KJITHIYHOT BIAMOB1A1 (HUXKY1
HiATPUMYIOUI T03H).

VY 6inbmocTi BunaakiB @3T aGcooTHO Ge3neyHa 1 JIuilie BKpail piIko BUKIHKAE
noOiuni edextu. [Ipubnuzno y 15% Ttux, xTo mpuiimaB imMirirouepasy (mani 1134
naiieHTiB) i MmeH1e 1% Tux, XTo mpuitMaB Benaritonepasy aibda (nani 289 naiieHrin),
yTBOproBaiuch antutia IgG. Jlyxe piko aHTUTIIA [0 iMiraonepasu  ado
BeJarionepasn anbda MOB’s3aHl 31 3HIWKEHHAM KIIHIYHOI €(deKTHBHOCTI. 3BiACH
BHCHOBOK, IO iX BHU3HAYEHHS CIIiJl TPOBOJUTH HE PYTHHHO, a JIUIIE B OKPEMHX
CUTyaIlisiX TpU TPUUAHATTI pIlMIeHHS Mpo 30UIbIICHHS J03W a00 BU3HAYEHHS
HEJ0CTAaTHbOI €(hEeKTUBHOCTI JIIKyBaHHS.

AJITOPUTM JIIKYBAHHSH

[Tamientn 3 xBopoOoro Tome 1, 3 TumiB, sKI BIANOBIIAIOTH BHU3HAYECHUM
KpUTEPisIM, OTPUMYIOTHh JIIKyBaHHS 3a PAaXyHOK JCP’KaBHMX KOINTIB Yy paMKax
BIJIMOBIJHUX TepaneBTUUYHUX mporpam. Y [lonblil JiKyBaHHS IMITTIOLEPa30k0
KOMITCHCYEThCSl TAIliEHTaM 13 3aXBOproBaHHSAM 1 Ta 3 TuIly, a y BHIIAJAKY
Benarionepasu anbpa — npu xBopoOi ['ome 1 Tumy. JlikyBaHHsS MAIli€HTIB 3
6e3cuMnToMHUM Miepedirom xBopodu [Nomie y IMonbmii He BigmkomoByeThesi. CPT y
[Tonbmii He BimmkonoByeThes. Kputepiem npuiinstaHocti ®3T e BiacyTHiCTh abo
3HAYHUH ACPIIUT aKTUBHOCTI TIIIOKOIIEpEeOpO3uIa3H B JICHKOIIMTax abo ¢GidpodaacTax
MIKIPH, MATBEPHKEHUN MOJICKYJIIPHUM TECTYBaHHSIM.

Eranu gikyBanus xsopoou I'ome 1 Tumy:

Kpoxk nepwiuii - nposecmu oyinky 3ax60proeanHsi

OckiJIbKM KJIIHIYHA KapTUHA XBOpoOMW l'omie Moke BIIPI3HATHCS, Teparlis Mae
nigoupaTrcsa 1HAUBIAYATBHO 3 ypaxyBaHHSAM MOTPEO KOKHOTO MalleHTa, Oepydu 10
yBaru Taki (akTopH, AK TSDKKICTh 1 MIBUAKICTh MPOTPECYBaHHS 3aXBOPIOBAHHSA a0o
BIUIUB Ha SIKICTh JKUTTA MauieHTa. [lepea NpudHATTAM pIIIEHHS NPO TEpariio Ciija
OLIIHUTH CTa/Iit0 3aXBOproBaHHs. [[7s Takoi oninku nepen noyarkom 3T y nopocnux

17 https://doi.org/10.1016/j.achaem.2017.10.001
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3 xBopoOoro [ome 1 Tully BHKOPUCTOBYETHCS CHCTEMa OIIHKA TSHKKOCTI
3axBoproBanHs (Disease Severity Scoring System, DS3), y niteii (Pediatric Gaucher
Severity Scoring System, PGS3). JlaHi cuctemMu OLIHKUA TaK0X BUKOPHUCTOBYIOTHCS 1
JUISl KOHTPOJTIO €(DEKTUBHOCTI JIIKYBaHHS.

Kpox opyeuii - scmanosumu 6i0nogioni mepanesmuyni yini

OCHOBHUMHU UMM JIIKyBaHHS XBopoOu ['olie € ycyHEeHHS CHUMOTOMIB a0o
MOKPAIIICHHS] KOHTPOJIFO HaJ HUMH, OOMEXKEHHS PO3BUTKY CYMYTHIX HE3BOPOTHHUX
YCKJIaJHCHb, 3arajbHEe MOKPAIICHHS CTaHy 370pPOB’S Ta SIKOCTI XUTTS TMAaIli€HTIB.
BaxnuBoio TepaneBTHYHOIO METOH y MAiTell € 3a0e3medeHHsl iX MPaBUIHHOTO
MICUXOCOMaTUYHOTO PO3BUTKY.

Kpox mpemiii - eubpamu npaeunvhy mepaniro

Kuniniyai cutyanii, mo BumaraiooTh HeraiHoro mnodatky ®3T, BKIOYAOTH:
KJIIHIYHO 3Hadylla TpOMOOLMTONEHIS a0o aHeMis, Mporpecyrode 30UIbIICHHS
cese31HKH a0o TMEYIHKH, YPAKEeHHsI KICTKOBOI CHUCTEMH, MOPYILIEHHS POCTY/HU3bKUN
3piCT, 3aTPUMKa CTaTEBOTO JO3pIBaHHS, YpaKeHHs JIeT€Hb, CINICHEKTOMISI B aHaMHE3l,
nopyuieHHsT (QyHKIIOHYBaHHs ((I3UYHOTO Ta SKOCTI KUTTA), OyAb-Ki CHUMITOMH
3aXBOPIOBaHHS Y AUTHHU. [Ipu MpUIHATTI pillIeHHS PO T€, YW MOYMHATU TEPAIII0 Yy
TTeW, CJiJ BHUKOPUCTOBYBATH CYBOPIIIl KPHUTEPii, OCKUIBKH IPOTrpeCcyBaHHS
3aXBOPIOBAHHS B Il BIKOBIM TpyIi MOXKe OyTH IyKe IIBUIKUM, a IMepedir OiIbIn
CEPHO3HUM, HIXK Y TOPOCITHUX.

V mairieHTiB 13 xBopoOoro ["ome 1 Trimy 3 JerKuM Ta cepeIHIM CTYTIEHEM TSKKOCTI
MO>KHA PO3TIIIHYTH 3acTocyBaHHsl CPT: mirmycTar y nari€eHTiB, ki HE MOXYTh a00 HE
Ooaxarote npuitmatu ®3T, abo emiriycTaT SK NepuIMil mpemnapar y Teparii ado sk
npojgoBxkeHHs: Tepamii michaa 3akiHdeHHs D3T. JlikyBanus CPT y Iloneui He
BIJIIIKOJIOBY€ThHCS.

Kpok uemeepmuii - susnauumu npasuivHy 003y

Busnauenns npaBuibHOI 103 @3T Mae BupimanbHe 3HaYSHHS AJIT KOHTPOJIIO
CUMIITOMIB XBOpOOU Ta 3anobiranns yckiagHeHb. Tepanito @3T noBUuHEH NPOBOAUTH
JiKap, IKMM Ma€e JOCBIJ JIIKyBaHHS MAaIlieHTIB 13 XxBopoOoto ['o1ire, a 1031 MOBUHHI OyTH
1HIMB1Ayalli30BaHl IS KOXKHOTO TIAI[lEHTa Ha OCHOBI OIIIHKM KJIIHIYHUX CHUMIITOMIB.
[Ticnst mocsATHEHHSI MAaKCUMAJIbHOT 1031 32 BIJICYTHOCTI €(heKTUBHOCTI JIIKYBaHHS Yepe3
12 wmicsamiB Tepamii CIiJl PO3MJISHYTH MNUTAaHHSA TPO TMPUIMHEHHS 3aCTOCYBaHHS
JIKapChKOTO 3aco0y Ta, y TSHKKUX BUMAIKAX, POTISHYTH MUTAHHS IIOJI0 aJOTE€HHOL
TPaAHCIUIAHTAIlll TEMOTIOETHYHUX CTOBOYPOBUX KITITHH.

ATOTeHHa TPAHCIIAHTAIl TEMOIOETUYHHX CTOBOYPOBHX KJIITHUH ITiIBUIIYE
PU3HK CMEPTHOCTI Ta Hapasl pO3MISIIAE€ThCA JHUIIE JUISl TSHKKOrO mepediry XBOpoou
['owe, sika pedpakrepHa no @3T, Ta B OCHOBHOMY Bpakae JiTel 13 XxBopoOoro ['ome 3
THUTTY.

5. Hiai ynpasiainHa xBopo0ow I'ome 1 TUmy: eKCHepTHHH KOHCEHCYC
€Bponeiicbkoi po6ouoi rpynu 3 xsopoou I'ome, 2018 p. (Management goals for type
1 Gaucher disease: An expert consensus document from the European working group
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on Gaucher disease, Blood Cells, Molecules, and Diseases Volume 68, February 2018,
P.203-208)'8,

B nane koHceHCycHe HOCHIIKEHHsI OyJW 3ampoIIeHi BCi WieHU €BPOINEHCHKOT
pobouoi rpynu 3 xBopodu ['ome (European Working Group on Gaucher Disease,
EWGGD) (n = 35), namientn 3a y4acti €Bporneiicbkoro anbsacy ['ome (European
Gaucher Alliance, EGA). Po6oTa ta nociiayroude GpopmMyIitoBaHHS KOHCEHCYCHUX 3asB
IOJI0 IIUJICH ympaBiiHHSA XBOpoOow ['ome 1 Tumy mpoBoamiIach 3 BUKOPUCTAHHSAM
moaudikoBanoi nponeaypu Delphi i3 3amyuennsM 25 uneHiB €Bporneicbkoi poboyoi
rpymnu 3 xBopoou ['ome (EWGGD), nikapiB, siki MatOTh JOCB1JI JTIKYBaHHS TAIlI€HTIB 3
xBopo6Ooro 'omte I Tuny (Bix 2 1o 600 xBopux Ha KoxkHOTro (axiBug) 3 16 kpain cBiTY
Ta 17 marienTiB 3 xBopoOoro ['o1e.

B n0oKyMeHTI npeAcTaBieHi KOPOTKOCTPOKOBI Ta JOBIOCTPOKOBI LU JIIKYBaHHS,
mo nos’si3aHl 3 O3T/CPT Tta 3aranbHi LUl JiKyBaHHS XBopoOu [ome 1 Tumy.
Pexomennanii 1mof0 mMo4yaTKy JIIKyBaHHS, METOAY JIKyBaHHS, JI03M Ta 4YacToTa
BBEJICHHS BUHIILIN 32 pAMKH [IbOTO JIOCIIiIKCHHS.

6. HanionajnbHuii nMpoTOKOJ AiarHOCTUKHU Ta JikyBaHHs (PNDS) xBopoOu
I'ome. KomiteTy 3 oninku JiikyBanHsi xpopoou I'ome, ®paniisi, 2022 p. (Protocole
National de Diagnostic et de Soins (PNDS) Maladie de Gaucher. Comité d’Evaluation
du Traitement de la maladie de Gaucher , 2022)".

OnonerHs mpotokony y 2022 pomi Oyno 3xaificHeHo uieHamu Kowmitety 3
ominku JikyBanHs xBopobu ['ome (Comité d’Evaluation du Traitement de la maladie
de Gaucher, CETG) na npoxanus PedepeHc-ieHTpy 3 J1130COMaIbHUX 3aXBOPIOBAHb
(Centre de Référence des Maladies Lysosomales, CRML) BianoBiiHO 10 IpoUEaypH,
3anpornoHoBaHoi HairioHansHUM OpraHoM 3 MUTaHb 0XOpoHU 3710poB's Opanirii (Haute
Autorité de Santé, HAS) ta BignoBigHO 10 pekoMeHaamii ['pyna piakicHUX cnaakoBUX
3axBopioBaHb 00MiHYy peuoBuH (Groupement Maladies rares héréditaires du
Meétabolisme, G2M). lleit miacyMKoBHIl JOKYMEHT OyJIO CKJIaJeHO Ha OCHOBI
HanionansHoro mnportokoiy aiarHoctuku Ta JikyBaHHs (PNDS) xBopoou ['omie
PedepentHoro neHTpy Jai3ocoMHuX 3axBoproBanb @paniii Big 2015 poky.

VY 2022 pomi y ®panirysskoMmy peectpi xBopob ['ome (Registre Francgais de la
Maladie de Gaucher, RFMG) 3apeectpoBano 521 narienra (446 nopocnux i 75 maitei),
3 AKUX JIBI TPETUHU OTPUMYIOTh JIKyIOTbca. Y @DpaHiii cepefHiii BIK MEpIINX
CUMIITOMIB CTAaHOBUTH 15 POKIB, a cCepe/IHii BIK HA MOMEHT BCTAHOBJICHHS JIarHO3Y —
22 poxku. [Ipusnauenns cnenudignoro mikyBanus (O3T, CPT) He € cucremaTnaHnM.
TepaneBTH4HI MOKa3aHHS MOBUHHI OYTH MiATBEPHKEHI MIXKAUCIIUTLUTIHAPHOIO TPYIIOO
excrieptiB KomiTeTy 3 OLIHKM JIIKyBaHHS XBopoOM ['ome Ha OCHOBI KIIHIYHHX,
010JIOTTYHUX KPUTEPIiB 1 KPUTEPIiB Bizyamnizauii. HeoOXiqHui peryaspHuil MOHITOPUHT
(KMIHIYHMMI, O10JIOTTYHUI 1 paioIOTTYHHN).

Kpumepii noxazane ons cneyugiunoeo nikyeanHs y 00pociux.

https://reader.elsevier.com/reader/sd/pii/S10799796163019172token=D609B16694345CD547F4AF3377602BE3C46A9C7BFD022976CD5F312281
6ABC278188D88BOE74C666BE90ADS320543812C&originRegion=eu-west-1&originCreation=20220317095005
19 https://www.has-sante.fr/upload/docs/application/pdf/2022-05/pnds_maladie_de gaucher cetg avril 2022.pdf
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[lowarok  mikyBaHHs  xBopoou  lome  Mae  OyTM  HIATBEPIKEHO
MDKIUCIUIUTIHAPHOIO KOMAaHAOK eKkcrepTiB PedepeHc-ieHTpy 3 J130COManbHUX
3axBoproBaHb Ta KoMiTeTy 3 OLIHKM JIIKyBaHHS XBopoOu [ o1ie.

Crnenudiune nikyBaHHs XxBopoOu ["omre Tumy 1 mokaszaHo, SIKIIIO iICHY€E OJWH a0o
O1IbIIIE 3 HACTYITHUX KPUTEPIiB (Y TOPOCIIHX):

- CUMIITOMaTHYHA TPOMOOIMTOIEHIsI a00 KUIBbKICTh TpoMOoIuTiB < 50x109/71.

Komiter 3 oOmiHKK JKyBaHHA XBOpoOM [omie pexkoMeHaye JiKyBaHHS

CHMIITOMAaTH4YHOI TpoMOonuTonenii <50x10°/11 i BiACyTHICTS NiKyBaHHS IPU PiBHi

tpombouutis Buie 100x10%/1 3a BigcyTHOCTI 03HAaK KpoBoTedi. IIpu KinbKocTi

tpomGonuTie Bix 50 mo 100x10°/1, npusHAYeHHS BH3HAYAETHCA B KOKHOMY

OKPEMOMY BHIIaJIKy MYJIbTHAUCHUTUTIHAPHOI KOMAH/I010;

- CHMIITOMAaTHUYHa aHeMisl Ta/abo piBeHb reMoryiodiny < 10 r/om;

- CHMIITOMaTHYHA TermaToMeranis Ta/ado crjaeHOMerais;

- KJIHIYHO CHMIITOMAaTUYHE YPaXCHHsS KICTOK (KICTKOBI KpH3H, OCTEOHEKPO3,

1H(}APKT KICTOK, NaTOJOTIYHI IEPEJIOMH, JIITUYHI YPAKEHHS, BATOHYEHHS KOPH);

- octeonopos (T 6anmu < -2,5 micins 50 pokis ado Z 6an < -3 10 50 pokiB) («T» 6an

- BIJTHOILICHHS JIaHMX MAII€EHTA 10 CEPEAHBOCTATUCTUYHOTO MOKAa3HUKA. Y HOpMI

3Ha4YCHHSI KOJMBaeThbes 3 +2 10 -0,9. «Z» 6an mokasye BIAMOBITHICTh JaHUX

narieHTa 1 HOpMaJIbHUX IMOKa3HUKIB B KOHKPETHIM CTaTeBIN 1 BIKOBOI rpyri);

- YpaKeHHsI 1HIIMX OpraHiB (IHTEPCTHUIlIaTbHA XBOpOOa JiereHiB, pidpo3 meyinkw,

ypaKeHHs ceplisg a0o Oy/Ib-sKe 1HIIEe YpaKeHHS BHYTPIIIHIX OPraHiB), OB’ A3aHE

3 xBOpoOoto ['orie (micis BUKTIOYEHHS Oy b-5KO1 1HINOT €T10JI0Tii).

Cneundiune nikyBaHHsa XxBopoOu ['oire 3a3B1yaii TpUBA€ TOBIYHO, EPEPUBAHHS
JIKyBaHHS 3a3BUYail MPU3BOAUTH JI0 BIJIHOBJICHHS KIIIHIYHUX O3HAK, SIKOMY IEpeye
BIJIHOBJICHHSI O10MapKepiB.

Hapasi € nBa npencraBuuka ®3T, saxi goctynHi y Ppaniii: imirmoonepasa i
Benarmonepasa ainbpa. G3T BBOASITH NUISIXOM BHYTPIIIHBOBEHHOT 1H(Y31i KOXKHI J1Ba
THXKHI B JIEHHOMY cTalioHapi abo Broma 3a OaxanHsM mnaiienta. 3T e nepmioro
niHiero Tepamii xBopoou lome 1 Tumy. Kpim Toro, € nBa mpencraBuuku CPT:
emraycrar ta mirmycrat. CPT mae mepopanbHHil nUisix BBeAeHHS. EmirmroctaT €
anprepHatuBoro O3T mpu JniKyBaHHI JOpociux 3 XxBopoboro [Nomie 1 Tumy. Mirmycrar
€ JIPYTUM y CBOEMY KJjacl JIIKYBaHHSIM Ta MPHU3HAYAETHCS OPOCIHUM IalllEHTaM 3
xBopo0Ooto ['omie 1 Tumy, sxi He MOXKyTh oTpuMyBatu Hi @3T, Hi enirmycrar.

Kpumepii subopy nikapcokux 3acobis:

@®3T i emirmycrar (SIKAiA TOKAa3aHUH JTUIIIE JIJIS TOPOCTUX ) € TpenapaTamMmu mepiioi
AiH1i Tepamnii xBopoou ['omie 1 Tumy. Y pasi TSKKHX IposBIB 3axBoproBaHHs KomiTter 3
OLIIHKHU JIIKyBaHHSI XBopoOu ['omie pexomeHaye nepeBaxxHo BukopuctoByBatu P3T.
MirnycraT npu3Ha4eHU sl TOPOCIUX MalleHTIB 3 XxBopoOoto ['omre 1 Tumy, ki He
MOXyTh oTpuMyBatu Hi 3T, Hi enirmycTar.

VY nopociux marieHTiB 3 XxBopoou ['omie 1 Tumy, siki Ha QoHI JIIKyBaHHSI MalOTh
MOTaHUN KOHTPOJIb 3aXBOPIOBAaHHA a00 y BHMAAKY MOOIYHUX €(eKTIiB, B3aeMOIii
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JIKapChKUX 3aC001B, SIK1 BaXKKO KOHTPOJIIOBATH, CYITyTHIX 3aXBOPIOBaHb a00 MoOakaHb
Nall€HTa, MOXKHA PO3TJIIHYTH MOKJIUMBICTb 3MIHU TEPANEBTUYHOIO KJIACY.

JlonatkoBo Oyiu 3HaieH] pekoMeHaalii lemapraMeHTy OXOPOHHU 3/10POB's
ABcrpadii 2022 poky Ilporpama “Jliku, mo pATYIOTh KUTTA” — XBOpobOa I'ome
(tun 1) (Guidelines for the treatment of Gaucher disease through the Life Saving
Drugs Program, 2022)*

Ili pekomeHpmaIii MICTATh 3arajibHi, IOYAaTKOBI Ta IIOTOYHI BHUMOTH IIOJO
OTPUMAaHHS JOCTYIy JO MEBHUX JIKAPCHKUX 3aCO0IB JJIA JIIKyBaHHS XBopoOu [ome
(tum 1) y pamkax IIporpamu «JIiku, mo pATYOTh KUTT» (qam - [Iporpama).

Bubip nikyBaHHs

Jlikapi MOXYTb IIOJIATH 3aIIUT HA HAWOLIbII BIANOBIHUH MTpenapar A JIKyBaHHS
namieHta (iMiryronepasa, Benarionepasa anbda, Ttanmiraonepasa anbda). Yci
NaIlE€HTH, K1 PO3MOoYaId MpUiloM mIpenapary ado MmepedlluI Ha IHIIWN Mpenapar B
pamkax Ilporpamu, MOBHHHI 3ajJHIIATHCS HA TOMY CaMOMY Mpenapari MpOTITroM
IoHaMMeHIIe 12 MICSAIIB, SKI0 HeMae 00’ €KTUBHUX KJIIHIYHHX O3HAK ITOCTIHHOTO
KJIIHIYHOTO TIOTipIIeHHs 200 3HAaYHUX MOOIYHUX PEaKIii.

MakcumanbHa 1032 Benarionepasa aidbda, Ky MOXXHA OTpUMATH B paMKax
[Iporpamu, cranoButs 60 OJI/kr 1 pa3 Ha aABa THXKHI.

3aranbHi KBamidikaliifHi BUMOTH: MAIli€EHT MTOBUHEH BIiJMOBIATH MOYATKOBUM 1
MOTOYHUM KPHUTEPIsIM MPUUHATHOCTI, K JCTAIBHO HABEJIEHO y JOKYMEHTI; Oparu
y4acTh B OIIHIN €(PEKTUBHOCTI IMpemapary MIIIX0M IIePi0IMYHOI OLIHKH 3T1THO 3 [IAMHU
peKoMeHJaliIMHi, a00 MaTU NMPUHHATHY NPUYMHY HE OpaTh ydacTi y MepioguyHii
OLIIHIl; HE CTPAXKIATH BiJ OYyJIb-IKUX 1HILIKX 3aXBOPIOBAaHb, BKIIOYAIOYN YCKIIaIHEHHS
a0o Hacmiaku xBopobu lome (tum 1), AKi MOXYThb MOCTaBUTU MiJ 3arposy
€(EeKTUBHICTh METMKAMEHTO3HOTO JIIKYBaHHS.

Kpurepii BUKIIOUEHHS: TaIll€eHTH 3 OE3CMMITOMHUM Mepe0iroM; MaIleHTH 3
MNOTEHIIITHO HE3PO3yMUIMMH JI1arHO3aMH, TAKUMU K JiMpomMa XOpKKIHA; MAIIEHTH 3
HEOOOPOTHUMHM YCKJIAAHEHHAMH XBOpoOu ['orie; mami€eHTH 3 HAsSBHICTIO 1HIIOTO
HEOE3MeYHOro IS KUTTS ab0 TSHKKOTO 3aXBOPIOBAHHS, Ha JJOBITOCTPOKOBHI MPOTHO3
SIKOTO HaBPSJl UM BIUTMHE TEpaIlis; HasSBHICTH 1HIIIOTO 3aXBOPIOBAHHS, B/l IKOTO MOYKHA
Oyno 60 OOTpyHTOBAHO OYIKYBaTH, IO 1€ 3arpoKy€ BIATOBIAI HA Teparito; Malli€HTH,
AK1 OepyTh y4acTh Y KIHIYHOMY JTOCIIIKCHHI.

Hiarao3 xBopoOu ['omie (Tunm 1) moBwHEH OyTH BCTAHOBICHHUU MUIIXOM
neMoHcTpaitlii crerudigHoro nediruTy akTUBHOCTI (PePMEHTY TIFOKOTIepeOpO3uaa3y B
aeiikonuTax ado KyJIbTUBOBaHUX (PiOpobdiiacTax mKipu ad0 HASBHOCTI MyTallli B T€HI
rIIIoKonepeOpo3naas3y, ska, sSIK BIAOMO, MPU3BOJAUTH JO CEPUO3HOr0 AePIUUTY
AKTUBHOCTI (PEpMEHTY B TKaHMHAX a00 JeHKOoIMUTaX nepuPpepuaHoi KpoBi.

20 https://www.health.gov.au/resources/publications/lsdp-gaucher-guidelines
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[TouaTkoB1 KpuTepili NPUUHITHOCTI: MALIEHT NOBUHEH BIANOBIIATH MPUHAWMHI
OJIHOMY 3 HACTYNMHHMX KPUTEpIiB, 00 MATH NpaBO Ha JIKYBAaHHS IMITIIOLEPA30I0,
BEJIATJIIOLIEPa3010, TANIIIIOLEPA30I0:

CumnromaruuHa xBopo6a ['omie (turm 1) 3 Oyp-aKUM 13 IPOSBIB 3aXBOPIOBAHHS,
nepepaxoBaHUX HIKYE:

- VYpaxeHHS KICTOK, IO OIIIHIOETHCSI Ha OCHOBI KJIIHIYHHUX CHMITOMIB,
oOctexxeHHs ckeneta Ta MPT.

- 'emaTooriuni yckiaagHeHHs: reMorsiooin <105 r/m mst xinok 1 < 115 r/m s
YOJIOBIKIB (MpUHAWMHI 2 BHUMIPIOBAaHHS 3 I1HTEpBAJIOM Oinblie HiK 1 Micslp i
BUKJIIOUEHI 1HIIT TPUYUHU, HATPUKIIAL, 1ePIiuT 3a1i3a); a0 KIIbKICTh TPOMOOIUTIB <
120 x 109/n1 npunaiimMHi 2 pa3u (3 iHTEpBaIoM OubIIe 1 MicsIs).

- HInyHKOBO-KMIIKOBI yckinagHeHHs: o00'em mneuinku (KT a6o MPT) y 1,25
nepesuiye Hopmy abo 06’em cenesdinku (KT a6o MPT) y 5 pa3ziB nepeBuiiye HOpMy.

[TatienTr BikoM 10 16 pokiB 13 CUMOTOMATHYHOIO XBOpoOOIo ['o111e 3 Oy 1b-IKUMU
BIAMOBIAHUMU  (I3UYHMMH  O3HAKAMU  MOXYThb  IPOXOJUTH  JIKYBaHHA  JO
HiATBEpAXKEHH Tuny xBopoOu ['omre. Pazom 13 3asBKOIO cilijy HajaBaTu OoQiuiiHUAN
orysig oprampMosora Ta 3BITH PO CTaH PO3BUTKY HEPBOBOT CUCTEMH.

[TocTiitHi KpuTepii NPUHUHATHOCTI: JIIKYIOUYUH JIIKap TOBHWHEH IIOJaBaTH 0
JlemapTaMeHTy OXOpOHHU 340pOB'ss ABcTpaiii 1o 1 TpaBHSA MIOPOKY OKpeMy (opmy
MOBTOPHOT 3asBKH, SKIO BiH Oakae, mo0 TMaIi€eHT MPOIOBXKYBaB OTPUMYBATU
JIKyBaHHS 3a JIep KaBHI KOITH B paMkax gaHoi [Iporpamu. ®opma moOBTOPHOI 3asBH
Ma€ MPOJEMOHCTPYBAaTH KIIIHIYHE MOKpAIIEHHS CTaHy MaiieHTa ado cTaOuli3aliio
CTaHy Malli€HTa, a TAKOK MOBMHHI OyTH HaJaH1 J0Ka3M, 10 MiATBEPKYIOTh MOCTIMHE
paBo Ha JiKyBaHHs XBopoOu ["ome (tum 1).

JlikyBaHHS 3a JepykaBHI KOIITH B pamkax [Iporpamm mMoske MpooBKyBaTHCH,
SKIIO HE 3aCTOCOBYETHCS OJlHA a00 JEKibKa 3 HACTYIMHUX CUTYallili: HeJOTPUMAHHS
HAJIGKHUM YHHOM CXEMH JIIKyBaHHs; HEHA/IaHHS JaHHX, KO pe3yJbTaTiB TECTy Ta
enexkTpoHHoi Tabnuii Excel mamienTa 3 xBopo6oro ['omie (tum 1), mo cBig4arh mpo
e(eKTUBHICTh Teparlii; Tepamisi HE IMOJETIIye CUMITOMH 3aXBOPIOBaHHS; PO3BUTOK
O3HAK, IO Y3TOKYIOThCS 3 HelpoHomaTudHoro ¢opmoro xBopobu ['orme
(OMUCTOTOHYC, CyIOMH, OynpOapHa IUCQYHKINS, TOTIPIICHHS I1HTEICKTyaIbHOI
¢dyHKI1i{ 200 MOTIpIIEHHS PyXOBUX HABUYOK); Y TIAIIEHTA € CepHO3HI MOOIYHI peaKilii,
noB'si3aHi 3 1HPY3i€r0, K HEMOXKIIUBO 3aMO0ITTH MIJISTXOM BIATOBIAHOI MOMEPEIHBOT
Tepamii Ta/ab0 KOpPHWTYBaHHS IBUAKOCTI 1H(Y31i; y TaIli€eHTa PO3BUBAETHCS 1HIIE
HebOe3meuHe 71 )KUTTS a00 TSKKE 3aXBOPIOBAaHHS, Ha JOBTOCTPOKOBHIA TPOTHO3 SIKOTO
HaBpsa uyu BruinHe ®3T; y mamieHTa po3BHUBAETHCS IHIUMNA MEIWYHUN CTaH, SIKUM
MO>KHa OOIPYHTOBAHO OYIKYBATH, 1110 IOCTABUTH MiJ 3arpo3y peakuiro Ha O3T; ymoBH,
IO 3a3HavyeHl y KpUTepisx BukiodeHHs. Y [lporpami BiACYTHI KpuTepii Ta yMOBU
NepPEBEICHHS MAIIEHTIB 3 OJTHOTO JIIKAPCHKOTO 3ac00y Ha IHIINM (cepea MpeACTaBHUKIB
O3T).
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[Tomyk BTOPUMHHUX JKEped OKA30BUX JaHUX LIOAO0 MOPIBHMIBHOI KIIIHIYHOL
eekTUBHOCTI Ta O€3MeKu Bejariolepasd ainba Ta TaANINIONEpasu anbda,
IMITJIIOLEpa3y, MIrJIycTary, eliriaycrary, HalKpamoi MIATPUMYIOYOi Teparii, sKi
BU3HAYEHI SK JIKApChKI 3acO0M MOPIBHAHHA y JIMCTI 3BepHeHHI MO3 VYkpainu Bia
20.06.2022 No25-01/13739/2-22, nns nikyBaHHs XxBopoou ["ome Tuny 1 y nopocinux ta
niTel mpoBeaeHui y 6a3ax nanux PubMed, Prospero, The Cochrane Library database,
Trip Database.

[Ipu anamizi TpetunHux [xKepen iHpopmaiii (Pexomenoayii Oumapio w000
JKY8anHs xeopoou [ owe gepmenmnolo 3amicHOI0 mepaniero imieaioyepasorn abdo
genaznoyepasorw abo cyocmpam pedykyilinoro mepanieto mienycmamom, 2011;
Llepeananymi pekomenoayii wooo nikyeants xeopoou I'owe y oimeti, 2013; Xeopoba
Towe - pexomenoayii wooo diacnocmuxu, 1iKyeanHs ma mowimopuney, lonvwa, 2017
pix, Hayionanvnuti npomokon diacnocmuxu ma jikyeauHs xeopoou I owe Komimemy 3
oyinku nikysanus xeopoou Iowe @panyii, 2022) BCTAaHOBJIEHO, IO MPEICTABHUKHU
cyOCTpar peayKuiiiHOT Tepamii MIraycTaT Ta eNIriaycTaT, 3a3HadaloThCsl SIK
anbTepHATHUBHA Teparnis JIKyBaHHS TOPOCIUX MAllI€HTIB 13 XxBopoboto [ome 1 Tuny 3
JIETKUM Ta CEPEAHIM CTyNeHeM TSKKOCTI. [Ipu iboMy MiriIycTaT MO>KHA 3aCTOCOBYBATH
y TAIE€HTIB, sIKI HE MOXYTh a00 He OaxkaroTh npuiiMatu O3T, emirinycTaT sSK nepiia
JiHis Tepamnii abo sk nmpoaosxkeHHs tepanii micis O3T.

JlomatkoBo OyJi0 TPOaHATI30BaHO PEECTPALIMHUI CTaTyC 3a3HAYCHUX
nikapcekux 3aco0iB y CHIA 3a nanuMu YpaBiaiHHSIM 3 TUTaHb XapYOBUX MPOIYKTIB 1
mikapcekux 3aco0iB CHIA (U.S. Food and Drug Administration, FDA) ta B
€BponelicbkkoMy cor31 3a AaHuMu €Bpomneiickkoi MeanuHoi arexuii (European
Medicines Agency, EMA). Enirmycrar (Cerdelga) nokazanuii st TpUBajoro
JIKyBaHHS JOPOCIMX NalI€HTIB 13 XxBopoOoro ['ome Tumy 1, sKi € MOBUIBHUMH
MeTab0113aTopaMu, IPOMiKHMMH ab0 MmBUAKMMH MeTabomizaropamu CYP2D62!22,
[lepen moyaTkoM Teparmii eiraycTaToM HEOOXiTHO MPONTH TCHOTUITYBaHHS OO0
CYP2D6 nns BuzHaueHHs ctany merabonizmy CYP2D6. 1o cTocyeThbest JgiKyBaHHS
xBopoOu ['ome 1 Tumy, To Mirmycrat (Zavesca) nokazaHuid y BUTIISIII MOHOTEpaItii Jist
JIKyBaHHS JOPOCIUX TAIlEHTIB 3 JIETKMM/CEPEIHIM CTYMEHEM TSHKKOCTI XBOPOOH
Tomre 1 tumy, s skux 3T He € TepaneBTUYHUM BapianToM>> 2,

Boanouac HeoOX11HO 3ayBakKUTH, 1110 MiJ1 Yac npoBeaeHHs aepxxkaBHoi OMT 3a
CKOPOYEHOIO TMPOIEAYPOI0 YIOBHOBAKEHUU opraH 3 aepxkaBHoi OMT (mami -
YIOBHOB)XCHHM OPraH) KEPYEThCS PEKOMEH/AIIsIMU HAaCTaHOBH «Jlep’kaBHa OIliHKA
MEIMYHUX TEXHOJOTIH mis Jikapcebkux 3acobiBy CT-H MO3Y 42-9.1:2021,
3aTBepmKenoi HakazoM MO3 Vkpainu Bix 29.03.2021 Ne 593 (mamni - Hactanosa)®. Sk
3a3HaueHo y HacTtaHoBi, sika 3rigHo myHKTY 4 [lopsiaKy € HOpMaTUBHUM JOKYMEHTOM,

2! https://www.accessdata.fda.gov/scripts/cder/daf/index.cfm?event=overview.process&varAppINo=205494
22 https://www.ema.europa.eu/en/medicines/human/EPAR/cerdelga
3 https://www.accessdata.fda.gov/drugsatfda_docs/label/2014/021348s010Ibl.pdf
24 https://www.ema.europa.eu/en/medicines/human/EPAR/zavesca
Zhttps://www.dec.gov.ua/wp-content/uploads/2021/omt/Attitude_v1.pdf
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0 MICTUTh pPEKOMEHJalli MoA0 MpoBeAeHHs AepxkaBHOi OMT 3 ypaxyBaHHAM
BUIAJIKIB, MIJICTaB JJiA ii IpoBeeHHs Ta (a00) BUAY 3asiBJICHOT MEAUYHOI TEXHOJIOT1{
TOIIIO, KOMIIApaTOpOM Mae OyTH JIiKapChKUi 3aci0 abo iHIIAa MeIUYHAa TEXHOJOTis
MOPIBHSHHS, 10 € MOTOYHOI MPAKTUKOK JIKYBaHHS Ta HAWOUIbII MPU3HAYYBAHOIO
Tepamielo B YKpaiHi, 1[0 IIUPOKO 3aCTOCOBYIOTHCS B KIIIHIYHINA MPaKTHIIL.
Komnapatopom Moxe OyTtu Oyab-sfika MeAUYHA TEXHOJOTIS — JIIKapChKHM 3aciO,
MEINYHI BUPOOW, MEIUYHI Tpoleaypu ab0 TICUXOJOTIYHI BTPy4YaHHS, MPOMEHEBA
Tepamisi, ¢izloTeparnis, XIpypriudi mOpoueAypH, Topaau (HAmpUKIam, MO0
NPUNUHEHHS KypiHHSA) Ta TMOEIHAHHS MEAWYHUX BTPydYaHb, IO TPOBOJISATHCSA
OJIHOYACHO a00 TOCIIJIOBHO, a TaKOXX NPUPOJHUM Tmepedir 3axBoproBaHHS (0e3
AKTUBHOTO JIIKYBaHHS).

CranHoM Ha [Oary TMIATOTOBKM BHCHOBKY YIIOBHOBAKEHWM  OpPTraHOM
NpelCTaBHUKK CyOcTpaT peaykuidHoi Tepamii (MIMIycTaT Ta eJirIycTaT) He
3apeecTpoBaHi B YKpaiHi, TOOTO BOHM HE € MOTOYHOK MPAKTUKOKO JIIKYBaHHS Ta
HANOUIBII MPU3HAYYBAHOIO TEPAMIEI0 B Y KpaiHi.

Sk 3a3HaueHo B YHI()IKOBAaHOMY KIIHIYHOMY IIPOTOKOJII NEPBUHHOT, BTOPUHHOT
(cmermianmizoBaHoi), TPETUHHOI (BHUCOKOCIICIIATI30BaHOI) MEIUYHOI  JIONIOMOTH
“XBOPOFBA I'OIIE”, 3atBepmxenuii HakazoM MO3 Ykpainu Bix 19.08.2015 Ne529,
CrieliaJibHe JIIKyBaHHs MaIlieHTiB 3 XBopoOoro ['omie Tumy 1 Ta 3 3ailCHIOETBCS 3a
nomomoror ®3T. 3a HEOOX1THOCTI MPU3HAYAETHCS CUMITOMATHYHE JTiKyBaHHA. [Ipu
xBOpoOi1 ['omre Trry 2 npu3HAYalOTh MATPUMYIOUE JTIKyBaHHS.

BignosigHo 10 maHuMX, HajgaHUX y 1oaatky Ao Jucta MO3 Bix 16.02.2022 Ne 25-
04/4617/2-22, cranom Ha 2022 pik KUIBKICTh MAalI€HTIB 3 XBOpoOow [ome tumy 1
ckiamae 65 ocid6 (51 mopocnmux 1 14 giteit), siki OTPUMYIOTH IMITJIOIIEpaA3y,
BeJarionepasy anbda, Taniriaonepasy ainbda.

TakuM YuHOM, BpPaxOBYIOUYM pekoMmeHAarii HacraHoBu, peleBaHTHHUMHU
Komnaparopamu st AepxkaBHoi OMT 3a ckOpoYeHOO MPOIIETYPOTO, KA IPOBOAUTHCS
JUISL OIIHKHU TOPIBHSUTBHOT KIITHIYHOT €(PEeKTUBHOCTI, O€3MEeKHu Ta BIUIMBY Ha OFOHKET
BeJarionepasu anbda s JikyBaHHS xBOpoOu [omie Tumy 1 Ha OCHOBI BIAKPHUTOI
iHdopmalii € came Tamirionepasa anbga, iMirTonepasa. BinmoimHo Oyrio
chopMyIbOBaHE KJIiHiYHE MUTAHHA: BUBYUTHU KIIHIYHY €(EKTHBHICTH Ta OE3IMeKy
BeJarionepasu anb(da MOPIBHIHO 3 TaNITIIIONEpa3or anbda, IMITIIONEPa3on Mmpu
niKyBaHHI XBopoOu ['ome tTumy 1 y mopocinux ta AiTe.

HocaigxyBana nmonyJjsimisi - 10pocii Ta ity 3 xBopooOoro ['omie 1 Tumy.

HocaigxyBanuii Jikapcbkuii 3acid — Benmarmronepasa anbda.

Jlikapchbki 3aco0u nopiBHAHHS - TaNITIONEpa3a ainbda, iMIrIIOLEepasa.

OcHOBHI 10¢/IiIKyBaHi pe3yJibTaTH — KUJIBKICTh TPOMOOIUTIB, KOHIICHTpAITis
reMOTJIO0IHY, pO3MIp CENE31HKHU 1 MEUIHKU, KICTKOBUI OU1b, KICTKOBI KpHU3HU, MOOIYHI
edeKTH.

[Tomyk nmanmx mpoBeneHo B 06aszax nmanux PubMed, The Cochrane Library
Database, Prospero, Trip Database. Poku my0Gmikariii 3 2012 p. — 1o 2022 p., nmomyk
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Jaiteparypu OyB OOMEXKEHMM aHIJIOMOBHHMH CTATTSIMH Ta ITOBHOTEKCTOBHMH
nyOnikamisimu. Kpurepii BKIIOYeHHSI: CHCTEMaTU4HI OIJIsiAM Ta/abo MeTa-aHaji3u
PaHI0MI30BaHUX KOHTPOJIBOBAHUX JOCIIHKCHB, MPOCTICKTUBHHUX Ta PETPOCIIEKTUBHUX
obcepBalliiHUX JOCHIPKCHb 3 BUBUCHHSIM €(DEKTUBHOCTI Ta O€3IMEeKH BeJariroepasu
anb(da s gikyBaHHs xBopoou ['omie 1 tuny. KpuTtepii BUKIIOYEHHSI: JOCITIKCHHS
dbapMaKoOKIHETHKH Ta (papMaKOIMHAMIKH, TOKIIHIYHI JOCIIKSHHS, paHJI0MI30BaHi Ta
HEPAaH/IOMI30BaHI  JOCHIPKCHHsS,  BIJCYTHICTh  TMPEJCTAaBICHUX  pPE3YyJbTaTiB
JTOCITIDKCHHS, JOCIIDKCHHS, OyOJIiKOBaHI He aHTIIMChKOI0 MOBOIO. Kitio4oBi ciioBa
nmomyky: Gaucher disease, Gaucher disease type 1, GD 1, noncerebral juvenile,
glucocerebrosidase deficiency, acid beta-glucosidase deficiency, GBA deficiency,
imiglucerase, Cerezyme, velaglucerase, VPRIV, taliglucerase, Elelyso, enzyme
replacement therapy. 3actocoByBanucek ¢uisTpu: Meta-Analysis, Systematic Review,
full-text, English.

3a maHUMU 4YOTUPHOX 0a3 Oyno BusBiIeHO 22 uurtath. Ilicias BUKIIOYEHHS
nyOmikaTiB, BUYMTKH 3aroJIOBKIB Ta aOCTPakTIiB Ta TMEPEeBIPKA BIAMOBIIHOCTI
nyOJikaiiii BU3HaAYEHOMY KJIIHIYHOMY MUTaHHIO OyB OOpaHUl CUCTEMATHUYHUN OIS
PaHOMI30BaHUX Ta KBa31PaHI0MI30BaHUX KOHTPOJIBLOBAHUX JOCIIIKEHB (BKIIOYAIOUN
BIIKPUTHUX JOCIIJDKCHh Ta mepexpecHux pociimxkeHb) Shemesh E et al., 20152,
METOI0 SIKOTO OyJIO y3arajdbHEHHS HAsBHUX JOCTYIHUX JaHUX PaHJIOMI30BaHUX
KOHTPOJBOBAHUX JOCHIKeHb moa0 edekTuBHOCTI Ta Oe3nmeku D3T Ta cyOcTpar
penykuitnoi Tepamii (CPT) nnst mikyBaHHS JOPOCIHX Ta IiTeH 3 XBopoOoro ["orie Oy 1b-
SIKOTO CTYIICHS TsDKKOCTI 3axBoptoBaHHs (Shemesh 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.pub?).

HocnimpkyBanachk kiiHIYHA epekTuBHICTH Ta Oe3neka 3T (Oyab-sKoi 1031)
nopiBHsiHO 3 CPT (O6ynb-sikoi no3m); komOiHoBana Tepamnisi CPT ta @3T nopiBHSAHO 3
moHoteparnieto O3T; O3T adbo CPT, abo komOiHalis (y pi3HHX 103aX) MOPIBHSHO 3
BIJICYTHICTIO JIIKyBaHHS; MOPIBHSAHHS PI3HMUX JiKapchkux 3aco6iB @3T mixk co0o1o;
MOPIBHSHHS Pi3HUX Jikapcbkux 3aco0iB CPT. [lata ocranHboro mouryky B Peectpi
JOCIIKEHb  BPO/DKEHUX TOMIIOK MeTabonismMy KokpelHIBChKOi Tpynu 3
MYKOBICIIUJIO3Y Ta T€HETUYHUX po3naaiB: 7 ceprusa 2014 p.

B nmanuii cucrematuunuii orssna Oyno BkiodeHo 8 K/, 3 mvux 6 K]l BuBuamu
epextuBHicTh Ta Oesnexky D3T y marmientiB 3 xBopoboro ['ome (de Fost, 2007 -
NOpiBHSAHHSA 703 iMmirmonepasu; Gonzalez, 2013 - mopiBHSHHS 703 BeJariromnepasu
anb(a; Grabowski, 1995 - anrmonepasa vs imirmonepasu; Kishnani, 2009 -
IMITJTIOIIepa3a KOXHI 2 THXHI VS IMITIIolepa3a koxHi 4 TwxkH1; Zimran, 2011b -
NOpIBHSAHHA 703 Tamirmonepasun anbda; Ben Turkia, 2013- imirmonepasa vs
Benaronepasa anbda) tTa a8a KJI, B sskux BuBuanu epekTuBHICTh Ta Oe3neky CPT
(Elstein, 2007 - mirmycTaT vs iMminmoonepasa vs ix koMmOinaris; Schiffmann, 2008 -

26 https://www.cochranelibrary.com/cdsr/doi/10.1002/14651858.CD010324.pub2/full#CD010324-sec-0042
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koMOiHarlis mirimycraty Ta @3T vs Mmonotepanis @3T y narnieHTiB 13 XxBopoOoto ['o1re
3 tumy). ABTopamu myoOsikaiii He OyJ0 3HaWIeHO IUIane00-KOHTPOJIbOBAHUX
JIOCJIIIKEHD.

Bci KJI 6ynu pangomizoBani, aumie ogHa myo6mikaiis (Grabowski, 1995) mana
HU3BKHM PU3MK YIIEPEKEHHS 3a BCIMa OI[IHIOBAHMMH TapaMeTpamu (paHaomizailis,
IPUXOBYBAHHS PO3IOILTY, 3aCIIIUICHHS, HEMOBHI JaHl MPO Pe3yiabTaTH Ta PO3MIp
JOCITIDKCHHS ).

Ilepeunni Kinyesi mouxu eghekmuerocmi BKIIOYAIHN YACTOTY TOOIYHUX €(EKTIB,
KOHIIEHTpAIII0 TeMOTII001HY, KUTBKICTh TPOMOOIIUTIB, PO3MIpP MEUIHKU Ta CEJIC31HKH.
Bmopunni xinyeei mouku eghexmusnocmi. 3MiHa piBHA O10MapKepiB (XITOTPUO3UIA3H,
CCL18-PARC, anrioreH3us-nepersoptorodoro ¢epmenty (AllD), piBHI Kuciaoi
docdaraszu, pesuctentHoi 10 Taptpary (Tartrate resistant acid phosphatase, TRAP)),
yacToTa 0O0JII0 B KICTKaxX, 4acTOTa SIBUIL KICTKOBOI KpU3H (MOALl, IPU SIKUX BUHUKAE
CUJILHUM OUTh yepe3 1H(PaPKT KICTOK), MOKA3HUKHU HTIJTLHOCTI KICTKH.

Pesynprat 1moao 4actoTd moOlyHUX e(eKTiB, KOHUEHTpalii reMoriooiHy,
KUIBKOCTI TPOMOOIUTIB, PO3MIpPY TMEUYIHKM Ta CeJle31HKH, pIBHSI OloMapKepiB
(xitotpuosunazu, CCL18-PARC, AII®, TRAP) Ta kicTKOBUX CHMITOMIB (4acToTa
00JIF0 B KICTKax, 4acTOTa SBHII KICTKOBOI KPH3H, MOKa3HUKH IIIJILHOCTI KICTKH)
npeACTaBIeHl y TaOmuIl 2.

Tabmums 2. Pe3ynbrats 32 OCHOBHUMH BU3HAYCHUMH Y CHCTEMAaTHYHOMY OTJIS1
KIHIIEBUMH KJIIHIYHUMH TOYKaMH JTOCTIIHKEHB 110,10 epeKkTUuBHOCTI Ta O6e3meku D3T

HocaimxyBani Kuainiuni gocaipkenns

napamMeTpu

ABTOpH, Zimran, de Fost, 2007 | Gonzalez, Kishnani, Ben  Turkia,

TPUBAJICTh 2011b KI - 12]2013 2009 2013\

TTOCJIIIHKEHHSA MICHAILIB K - 24 | KJ1 - 9
K - 9 Ko - 12 | mics1iB MICSLIB
MICSILIIB MICSILIIB

JlikyBaHHs TaJITIIIONEpa3 | IMITIIIOIEpas3a | BeJariarorepa | iMirironepasa | iMiriroonepasa
a ampdpa 30 | KoxkHI 4 |3a amppa 45 | KOXHI 2160 OM/kr vs
On/xr vs 60 | TrxHl abo | Og/kr vs 60 | Tkl VS | Benariorepa
OJl/kr KOXHI | KOXHI 2 | O[l/xr xoxHi | imirmonepasza | 3a ambda 60
2 THOXKHI THOKHI 2 THXKHI KOJKHI 4 | Ol/kr KOXHI

THXKHI 2 TUXHI
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[MamienTn 34 nopocnux | 11 gopocnux | 25 mopocnux | 102 mopocnux | 34  gopociux
MarjieHTa 13 | Malli€HTIiB, K1 | Ta OiTeH, K1 | malieHTa, $Ki | Ta OITEH, AKi
XBOPOOOIO Oynm paHimie He | Oynu paHitre HE
lNome 1 tumy, | cTabibHI  HA | OTPUMYBAX | CTaOLIBHI HA | OTPUMYBAIH
K1 paHille He | TOoNepeaHii JKyBaHHS HornepeaHii TKyBaHHS
OTpUMYBalld | Teparmii XBOpOOU Teparmii XBOpoOU
JIKyBaHHS XBOpoOu lomry 1 Tuny | xBopoOu lome 1 Tuny

I'ome 1 Tumy lNome 1 Tumy

[To61uH1 23 yYacHUKH | - HE Oyso | 18 cepi03HUX | B yYaCHHKIB,

edextn MTOB1JJOMUITU OMHUCaHO noOIYHUX K1
po 137 noB’si3aHuX 3 | edekriB (13 y | orpumyBanu
MOOIYHUX JIKyBaHHSIM 33 yuacHHKIB | BelariroIepa
edextiB (12 y peakiii y rpyti | 3y anbda,
rpymi 30 rinepuyTiuBo | iHQy3ii OAWH | BUHUKIH TPH
ONkr 1 11 y CTi abo | pa3 Ha JBa | CEpHO3HUX
rpymi 60 CEpHO3HUX THXHI; 5 y 62 | moOiuHuX
Oll/xr). MOOTYHMX YYaCHHUKIB Y | epeKTH
JocmitHuKu edexTiB, sKi | rpyni iH}y3iH | (anepriunuit
KkiacudikyBai 3arpoKyBajid | OIMH pa3 Ha | AepMaTur,

U BCl moOiuHi JKUTTIO. YOTUPU MOJOBXKEHUH
edexTn K [I’saTHamUATE | THIKHI). aPTT 1, vy
JeTKi abo 13 25 | ’Konen He OyB | muTtuHN ~ O€3
MoMipHI  Ta y4acHUKIB (6 | Kjacu(piKoBaH | HEBPOJIOTTYHO
TUMYACOBI. y rpym 60 | mif ro aHaMHe3y,
Haituacrime OJUHHULL/KI 1 | gociigaukam | 15-
criocTepirainu 9y rpymi 45 |u SIK | XBWJIMHHHAN
csi HymoTta 1 OJIMHMIIL/KT) | OB’ s3aHUN 3 | TeHepaTi3oBa
TOJIOBHUM MaJu iHYy3i€er0. HUI  TOHIKO-
O111b. B pUHANHMHI Btoma, KJIOHIYHUHN
OJIHOTO OJIH T T HHS Hamaj Bijpasy
y4acHUKa 3 MOOIYHUI KOHIICHTpAIlli | mcis

KOKHOI TpyNH edexT, 3 AKuX | remMornodiny, | iHpys3ii). Yci
J03yBaHHS 14 OyJv | 3HMIKEHHS Oynu BU3HaHI
PO3BUHYJIUCS KJacu(ikoBaH | KUTbKOCTI SIK TaKi, 0 He
peaxiii i SK | TPOMOOIIUTIB 1 | TIOB’sI3aHI 3
rinepuyTIuBO NOB’sI3aHUH 3 | 30UTBIICHHS | JIKYBaHHSIM.
CTi, TPUYOMY iHby3i€r0. PO3MipiB [Toni6Ha

B OJHOTO 3 Haii0inpm Cele3iHKU gacrora

HUX MomMupeHuMu | (Bce e | MoOIYHUX
criocrepirana Oynu MOB’s3aHO 3 | €()eKTiB,

ci  peakiis TOJIOBHHI MOTIPIIEHHSM | TIOB’S3aHUX 3
rinepuyTIuBoO OiJb, abo pUioMOM
CT1 HeraitHOTO Ha30(apHHTIT | IPOrpecyBaHH | mpemnapaTy
THIy, a Yy , TPABMAaTUYHI | SIM (OLTBIIICTD
1HIIIOTO - VIIKOJKEHHSI, | 3aXBOPIOBAaHH | MOB’SI3aHUX 3
peaxkiris apTpanris, s1) Oyym OuThIN | iH(DY3i€10),
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-0,04, 95% CI

TinepYyTINBO KaIleb, YaCTHMH B | Oyia
CTi, JTUXOMaHKa, rpymi, sKa | 3apeecTpoBaH
OTIOCEepEeIKOBa 3allaMOpOYCH | OTpUMyBaJla | a JUIS  JIBOX
HA TYYHHUMH HA, 1H(DY311 KOXKHI | TOCHTIKYyBaH
KJIITHHAMHU 3aKJIQICHICTh | YOTHPU 150.4
HOCA, TPHII, | THXKHI. JIKapChKUX
OLIb y KiCTKax 3aco6iB (8 3
1 ITIOJTIOBXKEHUIA 17 y4acHUKIB
AKTUBOBaHUU y rpyti
YaCTKOBHIA BeJarironepa
TPOMOOIIIACT 3u; 6 13 17
WHOBHI  dYac YY4aCHUKIB Yy
(aPTT). rpymi
IMIrIronepasu
). Onnn
y4acHUK
rpynu
IMIrTronepasu
BIJIKJINKAB
3rony Ha
yuacte 'y K/|
qyepes
MHOKHHHI1
peaxiii Ha
QY3110
Konnentparnis | cepen HE HE OyJo | He HE Oymo
Hb MAIiEHTIB CriocTepirango | CyTTeBOi CIIOCTEpIrano | BUSBICHO
JBOX Tpymn HeE | cs pi3HUII B | co CYTT€BOT
Oyio CTaTUCTHYHO | KOHIEHTpAIii | CTATUCTHYHO | PI3HUII  MIX
CTATUCTUYHO | 3HAUYIIO1 reMorjo0iHy | 3HA49yI[o1 IMIrTroIIepaso
3HAYyIIO1 pi3HHIII MiX | cepen  ycix | pisHuii  Mix | 00 60 OJI/kr i
pizauIi (MD - | rpynamu (MD | nartieHTiB rpynamu (MD | Benarmromnepa
0,59, 95% CI|2,77, 95% CI | nBox rpyn | 0,43, 95% CI | 3010 anbda 60
Bin -1,58 mo |Bim -1,88 mo | (MD 0,02, | Bimx -0,22 1o | O/kr KoOXHI
0,40) 7,41) 95% CI Big - | 1,08) 1B THXKHI
1,05 mo 1,09), (MD 0,15,
TaKk 1 Ticis 95% CI Bix -0,
BUKITIOUEHHS 55 mo 0,85),
JIBOX HaBITh SIKIIO
y4acCHUKIB 0e3 YYaCHHKIB 13
XBOpoOU CIUICHEKTOMI€
Iome, K1 0 B aHaMHe31
Oymnu )
MTOMHJIKOBO BUKIIIOUEHO 3
BKIIIOYEHI Y aHamizy
nane KJ[ (MD
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Big -1,16 1o
1,08)
Kinbkictb cepen HE HE Oyyo | He HE Oyno
TPOMOOILIUTIB | MAIIEHTIB CIIOCTEPIrajgo | CTaTUCTUYHO | CTIOCTEPITaNo | CyTTEBOL
JBOX Ipyl HE | cs 3HAYYIO0] csl pi3HUII  MiX
Oyio CTaTUCTHYHO | PI3HUII cepell | CTATUCTHYHO | JIBOMa
CTaTHUCTUYHO | 3HAYYIIOi MAIli€HTIB 3HAYYIO1 rpynamu (MD
3HAYy 01 PI3HHLII  MIX | IBOX rpyn | pisauni - Mix | -46,37,  95%
pizauni moxo | rpynamu (MD | (MD - 11,00, | rpynamu (MD | CI Big -104,13
KLIBKOCTI 18,60, 95% CI | 95% CI Big - | 5,85, 95% CI | no 11,39),
tpoMOonutiB | Bix -11,02 mo | 48,39 mo | Big -30,28 mo | konu B aHami3
(MD -20,36, | 48,22) 26,39). 41,98) Oy
95% CI Bin - AHanoriYHAN BKJIFOUEHI BCi
46,59 no 5,87) BHCHOBOK YYaCHUKHU
3aJIMIIAETHCS, OCIIIIKEHHS.
KOJIM  JIBOX OnHak, KoJH
YYacHHKIB 6e3 YYaCHUKH 3
XBOpOOH CIUUICHEKTOMI€E
lome  Oymno 10 B aHAMHeE3,
BHUKJTFOYCHO 3 Oy
anainizy (MD - BUKJIIOYEHI 3
12,32,95% CI anamizy (20 i3
Bix -50,04 mo 34
25,40) 3apeecTpoBaH

WX YYaCHUKIB;
10 y4acHUKIB
3 KOKHO1L
rpynu
JKyBaHHs),
crocTepiraia
cst 3HAYHA
pI3HHIIT  Ha
KOPHCTH
IMirTronepasu
(MD  -79,87,
95% CI Bix -
137,57 no -
22,17)
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Po3mip cepen cepen HE OyJo | cepen HE Oymo
[IEYIHKHA [Mall€HTIB MAIl€HTIB CTAaTUCTAYHO | IALIEHTIB BUSBJIIECHO
JBOX TPyH HE | ABOX TPyl HE | 3HAYYIIOL JBOX TPyH HE | CyTTEBOT
OyJo OyJ10 pi3HULII  MiX | OyJno pI3HHIII  MIDXK
CTAaTHCTUYHO | CTATHCTUYHO | rpymamu (MD | cratucTudHO | rpynamu
3HAYyII01 3HaYyyI101 255,03, 95% | 3Hauywoi (MD-40,75,
pizauui (MD - | pizaui  (MD | CI Big -184,89 | pizuuui (MD - | 95% CI Big -
190,44, 95% | 23,00,95% CI | no  694,95). | 0,01, 95% CI | 243,44 hi (0]
Cl Bin -503,04 | Bix -169,54 no | Ananoriuamii | Bix -0,10 mo | 161,94)
1o 122,16) 215,54) BHCHOBOK 0,08)
3aJTUIIIAETHCS,
KOIH  JIBOX
YYaCHUKIB 0e3
XBOpOOHU
[ome  Oyno
BUKIIIOUEHO 3
aHamzy (MD
264,85, 95%
CI Bix -206,68
1o 736,38)
Po3wmip cepen cepen HE Oyno | cepen HE OyIo
Cele31HKHA [TAIl€HTIB MaIl€HTIB CTAaTUCTAYHO | IALlI€HTIB BUSBJICHO
JBOX TPy HE | ABOX TPyl HE | 3HAYYIIO1 JBOX TPYI HE | CYyTTEBOI MiX
OyJo OyJo0 pi3HHMII MK | Oyno rpyrnaMu
CTaTHUCTUYHO | cTaTUCTUYHO | rpynamMu (MD | cratuctuuno | (MD-209,67,
3HAYYIIOL 3HAYyIIO1 -243,67, 95% | 3nauymioi 95% CI Bix -
pizauni (MD | pisauui MD - | CI Big - | pizaumi (MD - | 549,23 hi (4]
175,24, 95% | 76,20,95% CI | 1170,29 1o | 0,39, 95% CI | 127, 89)
CI Big -74,41 | Bix -211,09 mo | 682,95). Bigx -0,60 mo
1o 424,89) 58,69) Amnanoriuanii | 1,38)
BHCHOBOK
3aJTUIIAETHCS,
KOJIH JIBOX
y4acCHUKIB 0e3
XBOpoOU
l'ome  Oymo
BUKITIOUEHO 3
anamizy (MD
261,51, 95%
CI BIJI -
1201,05  mo
678,03)
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XitoTpro3uaas | cepen cepen VYaCHUKH 3 HE OyIo

a [Mall€HTIB MAIl€HTIB MiATBEPIKECH CyTTEBOL
JIBOX Ipyl HE | IBOX TPyl HE | OI0 XBOPOOOIO pi3HUII  MiX
OyJo cyTTeBoi | Oyno cyTreBoi | ['omre, K1 rpyrnaMu
pizHUII y | pi3HHUI y | OTpuMyBaJIu (MD 1,069,
3HIKEHHI 3HIKEHHI 60 OJl/xr 95% CI Big
piBHS piBHs BeJarironepa —7,446 hi (0]
XiTOTpio3uaa3 | XiToTpio3uaas | 3u anbda 9,583) abo
u (MD 12,26, | u (MD 10,76, | koxH1 JIBa CCL18-

95% CI Big|95% CI Bix | TwxHI, Manmu PARC (MD
=7,07 oo | —17,17 IO | OLIbIINI 146, 95% CI
31,59) 38,69) BIJICOTOK Bix —189 1o

3HIKEHHS 480)

(Bix

BHX1JTHOTO

piBHS)

AKTHBHOCTI

X1TOTpio3u a3

U B IUIa3Mi

KpOBI

MOPIBHAHO 3

Mari€HTaMH,

K1

OTpUMYBAIIU

BeJIaronepa

3y anbtpa 45

Od/xr (MD

22,61, 95% CI

Bix 7,65 no

37,57)

CCL18-PARC | cepen - YYacHUKH 3 HE Oymo
[TaIl€HTIB MiATBEPIKECH CyTTEBOL
JIBOX Ipyl HE 010 XBOPOOOIO pi3HUII  MiX
OyJI0 CyTTEBOT Iome, K1 rpyrnaMu
pizHuUI y OTpUMYBaJIU (MD 146,
3HIDKEHHI 60 Ol/xr 95% CI Big
piBas CCL18- BeJaronepa —189 o 480)
PARC (MD 37 anbda
8,93, 95% CI KOYKHI ZBa
Big —4,81 no THOKHI, MaJId
22,67) OlbIINI

BIJICOTOK
3HIDKEHHS
(B
BUXIJHOTO
pieast) CCL
18-PARC
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(MD 16,70,
95% CI Big
1,51 no 31,89)
All® - HasBui pmawi | - - -
HE JT03BOJIUIIN
BKJIFOYHATH  1X
y
CUCTEeMaTU4YH
HUH OIS
TRAP - - - HagBui  pawmi | -
HE JI03BOJIIIH
BKIIFOUUTH  1X
y
CUCTEeMAaTU4YH
WU OTJISN
KicTkosi HE cepen BUMIPIOBAHHSA | - -
CUMIITOMHU MOBITOMJISUIO | TTAIIIE€HTIB MiHepaIbHOT
(gactroTta 6oit0 | Ch po | ABOX TPYI HE | HILIHHOCTI
B KiCTKax, | MOTipmeHHsT | OyJI0 CyTT€BOI | KICTKOBOI
4acToTa SBUII | IIIIBHOCTI pizauii  (MD | TkaHuHM OynH
KICTKOBOT KICTKOBOI 8,40, 95% CI | 3adikcoBaHi,
KpH3H, TKaHUHHU B | Bim -8,65 1o |ame He Oynam
MMOKa3HUKH KOTHIN 13 | 25,45) YaCTUHOIO
ITITBHOCTI rpyI 3asIBJICHUX
KIiCTKN) JTIKyBaHHS mied 1 He
[MOB1IOMIISLIIA
csl y
MEepPIIoKEpPE
i

VY mpoananizoBaHomy cuctrematuuHomy orisiai Shemesh E et al., 2015 takox
HaBeneHi nani moao0 CPT 3a pesyneraramu KJ[ Elstein, 2007 ta Schiffmann, 2008.
Onnak BpaxoBywuw, 1o y gociimkeHHl Elstein, 2007 BuBuanzach KIIiHIYHA
e(eKTUBHICTh Ta Oe3MeKa MITJTyCcTaTy MOPIBHIHO 3 IMITITIOIEPa30t0 a00 MOPIBHSIHO 3 1X
koMOiHarti€ro, a y nociipkenti Schiffmann, 2008 - komOinartis mirmycraty Ta @3T vs
moHoTepamnis ®3T y mamieHTiB i3 XxBopoOoro ['omre 3 Tumy, 1Mo HE € pelleBaHTHUMH
00’€eKTaMM 1I0JI0 TOCHII)KYBaHOTO MUTaHHS JaHoi nep:xkaBHOI OMT 3a ckopodeHOro
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IPOLIETYPOI0 B YACTHHI MOKa3aHHS IS 3aCTOCYBAaHHS Ta KOMITApaTOPiB, 3a3HAUYCHI
pe3ynbTaTH HE MPEICTABISIOTHCS Y BUCHOBKY YITOBHOBa)KEHOTO OpraHy. JlogaTkoBo
HeoOX1JJHO 3BEpHYTH yBary, 1o apropamu myomikauii Shemesh E et al., 2015 ne Oyno
3HAWJEHO SK IUIane00-KOHTPOJIbOBAaHUX JociipkeHb DO3T, Tak 1 KIIHIYHUX
JTOCIIDKeHb 3 Oe3nocepeHIM MPsSMHUM TOPIBHSHHAM BeJariiolepasu aibda Ta
BU3HAYEHUMH KOMIapaTopaMH Taliriarolepasa anbda, imirmonepasa (anri. head-to-
head trials). Pesynmbrat mpencrtaBieHo aBTOpamu TyOmikamii y BHTIJSAI OMUCY
JOCIIKEHB 0€3 y3araabHEHHS Pe3yJIbTATIB 3a JIOMOMOTOI0 TIPOBEICHHS METa-aHai3y,
MEPEKEBOTO METa-aHaII3Yy.

OTxe, 32 BACHOBKaMH aBTOPIB CUCTEMATUIHOTO OTJISITY I BUOOPY cepell TPhOX
CXBaJICHUX MPEJICTABHUKIB (DEPMEHTHOI 3aMICHOI Tepamii, I0Ka3u pPaHAOMI30BaHUX
KOHTPOJBOBAaHUX AOCIIPKEHb CBIIYaTh MPO T€, IO y MALIEHTIB, SIKI paHIIE HE
OTPUMYBAJHU JIIKyBaHHs, a00 MICias MEpepBU B JIKyBaHHI JOBILIE OJIHOIO POKY, L
npenaparyd € KIIHIYHO €KBIBaJEHTHUMHU IPOTATOM IEPUIOr0 POKY JIKYBaHHS IIOAO
M1JBUIICHHS KOHIIEHTpAIlil reMorjo0iHy Ta TPOMOOIUTIB Y MAII€HTIB 3 IUTOICHIEIO,
IIIOJI0 3MEHIIECHHS CIUIGHOMETajlli Ta TelmaToMeraili, a TaKoK [UIS JOCSTHEHHS
3HIDKEHHSI CHPOBATKOBUX OloMapKepiB, Takux K xiTorpuosugaza abo CCL18-PARC.
3a To camumii mepioj] HE BUSABICHO OYEBUIHHUX BIAMIHHOCTEH y mpodini Oe3rnekw,
0COOJIMBO IIOJI0 peakIii TINepuYyTIWBOCTI, MOB’s3aHUX 3 1HGY31€r0. ABTOpPH
nyOmikarii poOisITh BUCHOBOK, IO 32 JaHUMHU PaHJAOMI30BAaHUX KOHTPOJIHOBAHUX
JOCIIIKEHb, SIKI OyJIM PO3TISHYTI Y CHCTEMAaTUIHOMY OTJISI/II, HEMA€E JKOIHUX JJOKa3iB,
aK1 O TATBEPIKYBaIN BUOIp OTHOTO JIIKAPCHKOTO 3ac00y HAM 1HIIUM IS JIIKYBaHHS
NAIIEHTIB, SIKI PaHIllIe HE OTPUMYBAJIM JIIKYBaHHS, 1110 JTO3BOJISE KIIHIIUCTaM JaBaTU
pEKOMEHallli MalieHTaM, BpaxoBYIOUM HEMEANYHI MIPKYBaHHs, HAlIPUKJIAJ, BapTIiCTh
J1KapChKOro 3aco0y.

[lin uvac mnpoBeaenHs aepxkaBHoi OMT 3a CKOpOYEHOO MPOIETYPOIO
YIOBHOB@)XCHUM OpraHoM 3 nepkaBHoi OMT mpoBeneHa oOIiHKA METOOJIOTIYHOT
skocti myoumikanii Shemesh E et al., 2015 3a agantoBanum nuctom ouiaku SIGN 50
(Methodology Checklist 1: Systematic Reviews and Meta-analyses)?’. B
CUCTEMATUYHOMY OTJISiZII BUBUYAETHCSA YITKO BHU3HAYEHE KIIHIYHE MUTAHHS, KpUTEPIi
BKJIFOUEHHsI/ BUKIIIOUEHHS 3a3HadeHi y myoOumikarii. [Ipeacrasiena iHdopmariis mpo
MIPOBEJICHUI BUYEPIHUI TMONIYK JITEpaTypHUX JuKepen. [[Ba He3zanexHuX eKcrepTu
POBENM BiIOIp Ta OIMIHKY JOCHIKEHb Ta MPOBEIW BWIYUYCHHS JaHWX. BUKIIOUEHI
TOCIIDKCHHS TICpepaxoBaHi, MPECTaBIICH] BiAMOBIIHI XapaKTEPUCTUKN BKIIFOUCHUX
NOCHIIKEHb.  MeETOHoJIoriYHa  SKICTh  BKJIIOYEHHX  JOCILIKEHL  OIHEHA,
BUKOPHUCTOBYIOUM 1HCTPYMEHT OIlIHKM pu3uky ymepemxeHocti Cochrane Ta
MOBiJOMJICHA HaNEXHUM 4YHMHOM. OCKIIBKM MeETa-aHalll3 HE MPOBOJMBCS, OIIHKA
TeTEePOreHHOCTI MK JOCTII)KEHHSIMU HE MPOBOAMIIACH, JJIs OLIIHKUA YHEepPeIKEHOCTI
3BITHOCTI HEe OynyBanu aiarpamy BopoHku (funnel plot), y cuctemaTuuHoMy OrJisii He
00rOBOPIOIOTHCS KOMEHTapl IIOAO YMNEPEIKEHOCTI 3BITHOCTI, OCKUIBKA B OTJIS

2 https://www.sign.ac.uk/what-we-do/methodology/checklists/
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BKJIFOYEeHO MeHIie 10 mociikeHb; Mpo KOHMIIKT 1HTEPECIB HE 3asBJICHO Ta HE
3a3HAYEHO JIKEpesia MATPUMKH.

Takum ywmHoM, mnyOmikamiss Shemesh E et al.,, 2015 Biamoigae OinbIiocTi
kputepism ominku SIGN (2015), BcTaHOBJIEHA BUCOKA METOAOJIOTTYHA SKICTh, PU3UK
CUCTEMATUYHOI MIOMUJIKUA B OTPUMAHUX pPe3yIbTaTaX He3HAUHUI.

3) naaHi mogo pe3yJbTaTiB  e(EeKTUBHOCTI BHUTPAT BIANOBIAHO [0
PEKOMEHI0BAHOI MIKAJM TPAHUYHHUX 3HAYEHb IHKPEMEHTAJIBHOI0 IMOKA3HUKA
eeKTUBHOCTI BUTPAT B YKpaiHi

Bignmosiguo mo m.7 Iopsaky, aep:xaBHa OMT 3a CKOpOYEHOIO TIPOIETYPOIO HE
nepegdavyae  MPOBEJACHHS  aHalmizy e(QEeKTUBHOCTI BUTpaT Ta  PO3PaXyHKY
IHKpeMEeHTaIbHOro nokazHuka epektuBHOCT1 BUTpart (ICER) B Ykpaini.

4) maHi 010 €KOHOMIYHOI AOUIIBHOCTI (eQeKTMBHOCTI BHTPAT, AHAJI3Y
BILIMBY HA NMOKA3HUKU OI0/1’KETY) BUKOPUCTAHHS JIIKAPCHKOIr0 3aco0y

Bignosigno no mn.7 Ilopsaky, nepxkaBHa OMT 3a cKOpOYEHOIO MPOIETYPOIO
nependavyae MPOBEACHHS aHATI3y BIUIMBY Ha MOKa3HUKH OIO/IKETY B Y KpaiHi.

3rigno 3 muctoM MO3 Vkpainu Big 20.06.2022 No25-01/13739/2-22 MmenuuHUMHU
TEXHOJOT1IMU TOpiBHAHHS 1751 JI3 Benarumorepasza anbda € Taiiriaoinepasa anbda,
iMiraroniepasa anbda, eiriIycrar, MITJIycTaT Ta Halkpalla MiATpUMYrYa Tepartis
(HIIT). IIpore, BiamoBimHo g0 HacranoBu xommapartopom mae Oytu JI3 abo iHma
MEIMYHA TEXHOJIOTIS TOPIBHSHHSA, IO € TOTOYHOK TMPAKTHKOK JIKyBaHHS Ta
HAWOUIBII TPU3HAYYBAHOIO TEpaImie€l0 B YKpaiHi, MO MIHAPOKO 3aCTOCOBYETHCS Y
KJIHIYHINA TpakTuili. B ToMy 4ucii - BKIIIOYEH1 JO Tally3eBUX CTaHIApTIB y cdepi
OXOPOHM 3/IOPOB'S, Ta B YCTaHOBJICHOMY MOPSJKY 3apeecTpoBaHI B YKpaiHi AJis
BIJIMOBIAHOTO TMOKa3aHHS Ta JiHIT JiKyBaHHsI. BpaxoByrwouu Te, 10 BIAMOBITHO 0
IIPOBEJICHOTO aHAJTI3Y KIIIHIYHOT €peKTUBHOCTI OyJI0 BCTAHOBJICHO, 1[0 CHCTEMATHYHUN
OrJIsifi HE MICTUTH pe3ynbTaTiB kiiHiuHOI edextuBHOocTi HIIT, JI3 emirmycrar Tta
MITJIyCTaT HE 3apeecTpoBaHi B YKpaiHi Ta HE BKJIIOYCHI J0 rajay3eBHUX CTaHIApPTIB Y
chepi OXOpOHHU 37I0POB's, @ OTHKE HE € MOTOYHOIO MPAKTUKOIO JIIKYBAHHS Ta HAMOUIBII
npu3HadyBaHow Tepamiero B Ykpaini, HIIT, emirmycrar ta mirimycraT HE MOXYThb
PO3IIIAIaTUCA SIK METUYHI TEXHOJIOT1i MOPIBHSAHHS JJI IPOBE/ICHHS aHAT3y BIUIMBY Ha
MOKa3HUKHU O1okeTy. Takox 3BepHeHHs MO3 Ykpainu He MICTUTH 1H(GOpPMAIIIT 1100
KUTHKOCTI MAIIE€HTIB, SIKI OTPUMYIOTh Ty YH 1HIITY TEPAITiio y “HOBOMY CIeHapii .

Sk mokasyrooTh MbKHApOIHI mMyOmikamii peKoMeHAalliii BeICHHS MAIll€HTIB 13
xBOpoOoro ['omre Tumy 1, 70CBiA Ta opraHizailisi HaJlaHHS MEIUYHOI JOTIOMOTH III0JI0
BU3HAYEHHS BIJIMOBIAHOCTI KpuTepisam novyatky 3T, omiHKK HEOOX1HOCTI MOJATBIIOT
Tepamii Ta maOip A03U MaloTh BiAOYBAaTHCh B I1HAWBIAyaJdbHOMY TMOPSAKY 3
ypaxyBaHHSIM MOTpeOd KOXKHOTO TallleHTa. 3a pe3yjabTaTaMH  KJIIHIYHOTO,
7a00paTOPHOTO  Ta  IHCTPYMEHTAJIBHOTO  MOHITOPUHTY  KOXKHOTO  MallieHTa
MYJIbTUAUCIUTUIIHAPHOK KOMICIEIO 13 KIIHIYHUX EKCHEPTIB MNPHUHUMAEThCS PIIICHHS
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I10/10 MOXKJIMBOCTI MEPEKIIOUCHHS MALI€HTIB 3 OAHOTO JIKApChKOTr0 3ac00y Ha 1HIIUMA
(cepen npencraBHukiB O3T).

OTxe, BpaxOBYIOUM HEBHU3HAYEHICTh LIOAO PO3MOJUTY MOTEHILINHOI KUJIBKOCTI
JOPOCTUX TAIIEHTIB, sIKI MOXKYTh OTPUMYBATH JIIKYBaHHS Belariorepasor aibda,
TaJITIIoNEepa3o anbda Ta IMITJIIONEPa30old B paMKax ‘‘HOBOTO CIeHapito” Ta
BIJICYTHICTh JIaHMX IIOJ0 KIIHIYHO MIATBEP/KEHOI MOXIUMBOCTI TE€PEBEICHHS
narieHTiB YKpaiHu Ha Tepariio Belariionepa3on anbda y Hagannx MO3 Ykpaiau
JI0JIAaTKOBUX MaTepialiaX, pe3yJbTaTh aHalli3y BIUIMBY Ha OIOJDKET Ta MOPIBHSIHHS 13
PEKOMEHJIOBAaHUMHU 3HAYEHHSMH IIKald BIUIMBY Ha OIODKET B YKpaiHi, He
IPEICTaBICHO.

ToMy ynmoBHOBa)XEHUM OpraHoM OyJi0 IPOBEICHO PO3PaxyHOK BUTpAT Ha OJHE
BBEJICHH Ta Ha piuHui Kypc 3actocyBanHs O3T nns nikyBanHs xBopoou ['omre 1 Tumy
Ha ojHoro mamieHTta (tabmuus 3). Po3paxyHku Oyji0o MPOBENEHO BIAMOBIAHO 0
PEKOMEHIOBAHUX J103, 3a3HAYCHUX B IHCTPYKIIISAX TSI MEAUYIHOTO 3acTOCyBaHHs JI3, 3
ypaxyBaHHSM, III0 CEPEIHSI Bara JOpOCIIOro Mali€HTa CTaHOBUTH 70 KT, Bara TUTUHU —
30 kr. BapricTe JIKyBaHHS YycCIMa JIIKapChbKUMHM 3aco0aMu pO3paxoOBaHO 3
MaTeMaTUYHUM OKPYTJICHHSM HEOOX1THOI KUTBKOCTI (hJIaKOHIB /IO LIJIOTO YHCia y 01K
30LTBIIICHHSI.

Tabnuta 3. Ananiz BUTpaT Ha OJHE BBEJCHHS Ta Ha PIYHUN KypC 3aCTOCYBaHHS
®3T nns nikyBanHsg XxBopooOu ['omme 1 Tumy Ha 0 HOTO MarieHTa

IHapamerp Beaarmwonepasa | Tadirmonepasa | Imirnonepasa
anabpa aabpa
dopma BUITYCKY Ta MTOPOIIOK JIJIst MOPOIIIOK MOPOLIOK IS
N03yBaHHS pPO3UYUHY AJIA ToQUTI30BaHUN | IPUTOTYBAHHS

1HGy31i, 10 400 | 11 pO3YMHY M1l | KOHLIEHTPATY ISt
OJl; 1 dbnakon 3 | iH(y3iit mo 200 | po3unHy IS

MOPOILKOM Y O/l; 1 dnakon 3 | iHdy3iit mo 400
KapTOHHIHN MTOPOIITKOM Y Ol mo 1 abo 5
KOpoOI1i KapTOHHIH ¢daxoHiB 3
KOpoO1Ii MTOPOIITKOM Y
KapTOHHIM
KOpoOI1i
Cxema 3acTOCyBaHHS, 60
OJl/xr
KpatHicTb BBeICHHS B 26

piK
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[ina 3a 1 ¢makon, rpa* 33 909,648 10 230,00 30 888,85
Hopocni

KinbkicTs hnakoniB Ha 1 11 21 11

BBCJICHHS

Butpatu Ha 1 BBeieHHH, 373 006,04 214 830,00 339 777,35

I'pH

Butpatu Ha narieHTa Ha 9698 157,04 5 585 580,00 8834 211,10
1 pik, TpH

Jlimu

KinbkicTe (hnakoHiB Ha 1 5 9 5
BBCJICHHS

Butpartu Ha 1 BBeieHHH, 169 548,20 92 070,00 154 444,25
TPH

Butpatu Ha namienra Ha 4 408 253,20 2 393 820,00 4015 550,50
1 pik, rpH
*¢ionogiono 0o aucma MO3 Vkpainu 6io 09.06.2022 Ne25-01/12931/2-22 ons nposedenHs
PO3PAxyHKi6 0Y10 UKOPUCTIAHO OCMAHHI OOCMYNHI 6apMOCi TIKAPCbKUX 3AC00I8 3a pe3yibmamami

mopeis, npogedenux JI1 «Meouuni 3axynieni Yxpainuy, wo O0ocmynHi 6 elekmpoHHilU cucmemi
nyONIYHUX 3aKyniees

BianosizHo 10 mpoBeneHUX Po3paxyHKiB Ha OJiHE BBeacHHs JI3 Benarionepasa
anb(ha HeoOxigHo 11 ¢urakoHIB Ha OHOTO TOPOCIIOTO MaIlieHTa Ta 5 (JIaKOHIB Ha OJTHY
TUTUHY, IO Yy BapTicHOMYy BuMipi (26 BBemeHb) craHoBuUTh 9 698 157,04 rpH Ta
4 408 253,20 rpu Ha 1 pik BigmoBigHo. Ha omne BBenenns JI3 tamirmronepasa anbda
HeoOxiHO 21 (h1akoH Ha OTHOTO AOPOCIIOTO MarfieHTa Ta 9 ¢hakoHiB HA OHY JUTHHY,
0 y BapTicHOMY BuMIpi (26 BBeneHb) cTaHoBUTh 5 585 580,00 rpu ta 2 393 820,00
IPH B 4aCOBOMY ropu30HTI Ha 1 pik BianosiaHo. Ha onne BBenenns JI3 imirmtonepasa
HeoOx1HO 11 (QakoHIB Ha OIHOTrO JOPOCIOro mMaumieHTa Ta 5 (PJAKOHIB Ha OAHY
JUTUHY, 10 Yy BapTicHOMYy BuMipi (26 BBeneHb) crtaHoBuTh 8 834 211,10 rpH Ta

8 11iHa 3 eNeKTPOHHOT CHCTEMH MyOIiYHUX 3aKyMiBeIb BiIMOBIAHO 0 TOPTiB 3a MpeaMeToM 3akymisii «JIK 021:2015 — 33600000-6 dapmanieBTHIHA
nponykuis (Benarmonepasa anspa 400 O/T)», 3amoBuuk — JI1 «MeanuHi 3akyniBii YkpaiHu», TOTOBip mpo 3akymiBimo Big 19.11.2021 Ne 09/387-
11/2021: https://prozorro.gov.ua/tender/UA-2021-11-05-001186-b
% 11iHa 3 eNeKTPOHHOT CHCTEMH MyOIiYHUX 3aKyMiBeb BiIMOBIAHO 0 TOPTiB 3a mpeaMeToM 3akymisii «JK 021:2015 — 33600000-6 dapmarieBTHIHA
nponykuis (Imirmronepasa abo Tanirmonepasa anbda, abo Benarmronepasa ansdha 200 O abo 400 O[I)», 3amoBHuK — I «MenuuHi 3aKymiBii
VYxpainmy, [orosip mpo 3axymisiro Bix 17.09.2021 Ne 09/209-09/2021: https://prozorro.gov.ua/tender/UA-2021-07-02-002838-c
3 ina 3 eNeKTPOHHOT CHCTEMH MyGIiYHUX 3aKyMiBeb BiIMOBIAHO 10 TOPriB 3a mpeaMeToM 3akymisii «JK 021:2015 — 33600000-6 dapmaneBTHIHA
npoxykuis (Imirmonepasa 400 O1)», 3amoBHuK — JII «Meauuni 3akymiBii Ykpainm», Jorosip mpo 3axymiBimio Bix 13.10.2021 Ne 09/288-10/2021:
https://prozorro.gov.ua/tender/UA-2021-09-09-012777-c
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4015 550,50 rpa B wacoBomy ropu3oHTi Ha 1 pik BianoBigHO. OTXeE, MPOBEACHUI
aHai3 BUTpat Ha 3actocyBanHs O3T s nikyBanHs xBopoOu ['omie 1 Tumy Ha OAHOTO
NalieHTa CBIAYMUTH MPO TE, 110 HAMEHII BUTPATHOIO OMIIEI0 JIIKYBAaHHS € Tepamis
TaJIINIIOLEPa30r0 ab(a, HAWJOPOKUOI0 — BEIArIIOLEPA30t0 aabda.

Takox BigmosigHo a0 mucta MO3 Ykpainu Big 09.06.2022 Ne25-01/12931/2-22
YIOBHOB)XCHUM OpPTraHOM OYJIO JT0JJaTKOBO MPOAHAIII30BAHO MEPEiKH BiIIKOTYBaHb
pedepenTHUX KpaiH Ta kpaiH CxigHOi €BpomnM 3 METOI MOIUIYKY IIiH Ha 3asBIICHY
MeIuuHy TexHoJorito cranoM Ha 01.07.2022 (Tabmwuis 4).

Tabmuis 4. [inn Ha nmikapchkuil 3aci® Benarmronepasa anbha B pedepeHTHUX
KpaiHax Ta kpaiHax CxinHoi €Bponu

Kpaina Hina Hina B exBiBajJIeHTI*
Pecny6mika ITonbima 4 827,60 3noTux>! 31 314,23 rpu
Cnosanpka Pecrry6mika 1 795,92 eBpo?? 54 599,02 rpu

Yecoka Pecriy6itika

inpopmaris semocTynna*

Jlatsiiicpka PecniyOmika | BigcyTHs®®

VropiuHa BigcyTHS>

Binopycs indopmaris HemocTymHa’®

bonrapis 2 400,96 GonrapcbKux 37 320,04 rpu
nes’’

CepOis BigcyTas®®

Xopsaris 10 713,67 kyn® 43 246,80 rpH

3! https://www.gov.pl/web/zdrowie/leki-refundowane

32 https://www.health.gov.sk/?zoznam-kategorizovanych-lickov

33 https://www.sukl.cz/sukl/seznam-leciv-a-pzlu-hrazenych-ze-zdrav-pojisteni

3 https://www.vmnvd.gov.lv/Iv/kompensejamo-zalu-saraksti
Shttp://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer segedeszkoz_gyogyfurdo tamogatas/egeszsegugyi_vallalkozasoknak/pupha/Vegle

ges PUPHA .html

3¢ http://minzdrav.gov.by/ru/ministerstvo/tsentralizovannye-zakupki.php
37 https://portal.ncpr.bg/registers/pages/register/list-medicament.xhtml
3% http://rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual

3 https://hzzo.hr/zdravstvena-zastita/lijekovi/objavljene-liste-lijekova
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Bocwis i I'eprjorosuna BigcyTrsa®

CioBeHis 1 241,59 eBpo*! 37 746,45 rpu
YopHoropis BincyTHa*?

PymyHis indopmais HemocTynHa*?

[pewist indopmamis memocTymna*t

AnbGaHis BigcyTHa®

MouoBa BincyTHa*

JlutBa BigcyTHsa*’

Ecrownis BigcyTHa*®

*3a oiyitinum kypcom HBY cmanom na 01.07.2022%.

OTtxe, 11Ha Ha JIKapChKUM 3acid Benaritonepasa ainbda 3a pe3ysibTaraMu TOPTiB,
npoBenenux JI1 «Menuuni 3akyniBii Ykpaiam» Ha piBHi 33 909,64 rpH 3a 1 ¢iakon,
€ HIDKYOIO 32 I[IHU JTOCHIKYBAaHUX KpaiH y TPUBHEBOMY €KBIBAJICHTI, OKPIM IIHU y

Pecry6umini [lomeia, sixka € Ha 8% HIKYOTO.

5) ma”i moOA0 KOPEKTHOCTI iH(popMaulii MpPo HAABHICTL a00 BIIACYTHICTH
€KOHOMIYHUX Ta KJIHIYHUX [epeBar 3acTOCYBaHHSA JIKAapCbKOro 3acoly
IHIIOK MEIUYHOK TEXHOJIOTIEI

NOPiBHAHO 3 JIIKAPCBKHUM 3aco000M a0o0
NopiBHsIHHSA (200 Or0 BIICYTHOCTI)

Bianosigno no n.7 Iopsaky aep:kaBHa OMT 3a CKOpOYEHOIO MPOIIEAYPOIO HE
nepeadavae MPoBEACHHS €KCIIEPTU3HU MOIAaHUX 3asBHUKOM 3asBU 1 JIOChE, HA TiCTaBi

SAKUX MOYHA 3p0OUTH BUCHOBOK MPO KOPEKTHICTh HaJaHO1 iH(popMaIii.

0 http://www.fmoh.gov.ba/index.php/preporucujemo/liste-lijekova
*! https://www.jazmp.si/humana-zdravila/cene-zdravil/seznam-ndc-in-ivdc/

2 https://fzocg.me/ckfinder/userfiles/files/folder_13/Lista%20ljekova%20decembar%202022_g.pdf

4 http://cnas.ro/page/lista-medicamentelor-2019.html

“ https://www.eof.gr/web/guest

5 https://fsdksh.gov.al/wp-content/uploads/2022/04/vendim-2022-04-13-230.pdf
46 http://www.cnam.md/?page=157&

“Thttps://ligoniukasa.lrv.lt/It/veiklos-sritys/gydymo-istaigoms-ir-partneriams/kompensuojamieji-vaistai-ir-medicinos-pagalbos-priemones-

2/kompensuojamuju-vaistu-ir-mpp-aktualijos/aktualijos-4
8 https://www.ravimiregister.ee/en/publichomepage.aspx?pv=PublicDownloads
4 https://bank.gov.ua/ua/markets/exchangerates
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4. PexoMenaamii o0 BKJIYeHHS (BUKJIIOYEHHS) JIKapCbKOro 3aco0y 10 (3)
HanioHaJIbHOr0 mepesiiky 0OCHOBHMX JIIKAPCbKHUX 3aC00iB Ta (200) HOMEHKJIATYP
(mepeaikiB, CHUCKIB, peecTpiB), 0 3aKYNOBYHTbLCH 32 KOIITH [ePKABHOIO
0I0/2KeTy JISi BUKOHAHHSI MPOrpPaM Ta 3[iliICHEHHS IEHTPAJi30BaAHUX 3aXO0diB 3
OXOpPOHM 370poB’s, Ta (a00) pexoMeHAAWlil IIOA0 3aCTOCYBAHHA ISl Wijiei
OXOPOHM 3710POB’H JIKAPCHLKOIro 3aco0y, onjara, 3aKymiBjs 200 BiIIIKOXyBaAHHS
BAPTOCTi SIKOr0 3AiMCHIOETHCA 3 METO) BHKOHAHHSI PErioHAJBLHHUX HJIbOBHX
nporpaM 3 OXOPOHH 3/I0POB’sl, [0 MOBHICTI) YU 4YacTKOBO (iHAHCYHOTBHCHA 3a
PaxXyHOK KOWITIiB MicueBHX 0l/:KeTiB, Ta (a00) pekoMeHAaNlil 040 YKJIAJAEHHS
a00 npoaoB:KeHHH Ail (IPOJIOHTallil) 10r0BOPIB KEPOBAHOI0 A0CTYILy Ta (a00) iHuIi
pekoMeHaanii 'y pa3i HeoOXiIHOCTI yXBajleHHl PpillleHb B CHCTEeMi OXOPOHH
310pPOB’sl

Cranom Ha 13.07.2022 BignosiaHo 10 3BepHeHHss MO3 Vkpainu Big 09.06.2022
Ne 25-01/12931/2-22 ta Big 20.06.2022 Ne25-01/13739/2-22 npoBeneHo aepKaBHY
OMT 3a ckOpOYEHOIO MPOILETYPOI0 JIIKApChKOro 3acoly Beiariolepasa aibda st
aikyBaHHs xBopoOu ['omie Tun 1 (mopocnux ta niret). Bianosinno no n. 22 [opsaky
BHCHOBOK YITOBHOBa)KEHOT'O OPTaHy Ma€e peKOMEHIAIIHUI XapakTep.

HepxxaBra OMT 3a CkOpOYEHOIO MPOLEAYPOIO IIOAO JIKAPCHKOro 3acoly
BeJjarironepasa ainbda Ta TpernaparaMd TOPIBHAHHS —Tallirimonepasa anboa,
IMIrTrOIIepa3a Juisl JiKyBaHHA xBopoOu [ome Tum 1 mpoBeneHa HAa BUKOHAHHS
mianyHKTy 3 myHKTy 4 noctanoBu KaGinery MinictpiB Ykpainu Bim 23.12.2020 Neo
1300, a Takox miamyHKTIB 5 myHKTY 8 [lopsiaky 3a 3BepaerHs M MO3.

CraHoM Ha JaTy MiJITOTOBKK BUCHOBKY MITJTyCTaT, €IITTyCTaT He 3apEECTPOBaHI
B YKpaiHl Ta HE BKIJIIOYEHI JO Tajly3€BHX CTAaHIAPTIB y cepi OXOPOHU 3I0pOB';
BIIMOBIAHO 70 YHI(IKOBAHOTO KJIIHIYHOTO MPOTOKOJY JIIKYBaHHS MAIll€HTIB 3
xBopo6Ooto ['omie Tuny 1 311HCHIOETHCS 32 1OMTOMOT0I0 (PEPMEHTHOI 3aMICHOI Teparii;
BIJIMOBIAHO A0 JaHUX, HajaHUX y goaaTky o jgucta MO3 Big 16.02.2022 Ne 25-
04/4617/2-22, cranom Ha 2022 pik 65 namieHTiB 3 xBopoboro [ome tumy 1 (51
nopocnux 1 14 ngiteil) OTpUMYIOTH IMITJIIONIEpa3y, Bearjroinepasy aibda,
Tamirmonepasy anba. Takum ywHOM, MITIIyCTaT, e€NIrdycTar Ta Hailkparia
OiATpUMYIOYa Tepamis HE € TMOTOYHOK TMPAKTHUKOI JIKYBaHHS Ta HaWOUIbII
NpU3HAYYBaHOIO Tepamiero B YKpaiHi Ta Oyiau BHU3HAUEHI HE pEJICBAaHTHUMU
KOMIIapaTopaMHu I Y KpaiHu.

3a pe3ynbTaTaM aHami3y HASBHOCTI Belariionepasn amnbha y TaTy3eBUX
CTaHJapTax y CHCTeMi OXOPOHHU 37I0pOB 51 YKpaiH! BCTAHOBIICHO, IO JTIKAPCHKHIA 3aci0
HE BKJIIOYEHUM B VYHI(DIKOBAaHMN KIIHIYHUN TPOTOKOJ TEPBUHHOI, BTOPUHHOI
(cmemiamizoBaHoi), TPETHHHOI (BHUCOKOCTHEIIAT30BaHO1) MEIWYHOI  JOIMOMOTH
“XBOPOBA I'OLIE”, 3atBepmxenuid HakazoM MO3 Ykpainu Big 19.08.2015 Ne529.
Opnak Bunie3a3HaueHU Y Hi(hiKOBaHUHN KITTHIYHUI TPOTOKOJ MaB OYTH MEPETIsTHY THM
y sunHi 2018 poky, a BiaTak Horo HEOOX1JHO BUKOPUCTOBYBATH 3 00EPEKHICTIO.
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3a pe3yJbTaTaMu aHaji3y MDKHAPOJHUX TPETUHHUX JKEpEs T0Ka30BUX JaHUX
3HalIeH1 pekoMmeHpaalii monao ¢apmakorepanii xBopoou I[ome 1 Tuny (poku
nyOnikamiii 2011-2022 pp.), B AKUX 3a3HAYEHO, W10 IS JIKYBAaHHS MALIE€HTIB 3
xBopoOoro ['ome pekoMeHJAOBaHO 3aCTOCOBYBATH Yy SIKOCTI TEpINOi JIiHIT Teparii
dbepMeHTHY 3aMiCHY Tepariio 13 3a3HaUYCHHSAM KPUTEPIiB MOYATKy Teparii, 04iKyBaHO1
BIJIMOBIAI Ha JIIKYBaHHS Ta KPUTEPISIMH TPUIMHEHHS JIKYBaHHS. AJIbTEpHATUBHI
METOJIM JIIKYBaHHS JOPOCIMX TMAIiEHTIB 13 cuMmnToMamu XxBopobu ['ome 1 Tumy 3
JETKUM Ta CEepeIHIM CTYMEHEeM TSHKKOCTI: MIriaycTtar (MOXKHa 3acTOCOBYBATH Y
MAIIEHTIB, SIKI HE MOXYTh a00 He Oa)kaloTh MpUiIMaTH (PEPMEHTHY 3aMiCHY TEparliio)
Ta eNIraycTaT (SK mepiia JiiHis Teparii a0o K MPOoAOBKEHHS Tepamnii micis pepMeHTHOT
3aMICHOI Teparii).

JI0laTKOBO 3HAWJIEHO Ta MPOAHAII30BaHO JOKYMEHT JlemapTaMeHTy OXOpOHU
3nopoB'ss ABctpanmii 2022 poky, SKUH OMUCY€ OpraHi3aliiHl YMOBU Ta BHUMOTH
OTPUMAaHHS JOCTYIy /0 NMEBHUX JIKAPChKUX 3acO01B AJIA JIIKyBaHHS XBopoOu ['ome
(tun 1) y pamkax IIporpamu «JIiku, MO pATYIOTH KUTTSD», B SIKOMY 3a3HAa4€HO, 1110
JiKapl MOXYTh MOAATH 3alUT HAa HAWOUIbII BIAMOBIAHMM mpenapar Ajs JIKyBaHHS
namieHTa (iMirmolepasa, Bejarirolepasa anbda, Tajirmolepaza anbda). B Haganux
pEeKOMEHAIlIAX 3a3Ha4eHl I0YaTKOBI KpUTEpii NPUHHATHOCTI, TMOCTIHHI KpuUTepii
NPUHHATHOCTI Ta KpUTEPii MPUTIMHEHHS (DEPMEHTHOI 3aMiCHOT Tepartii.

3a pe3yJibTaTaMu MOIIYKY BTOPUHHUX JpKepen iH(opmarllii moa0 mopiBHIBHOT
KITHIYHOT e(eKTHUBHOCTI Ta Oe3MeKu Bejariionepasd anbda Ta Mpenaparamu
MOPIBHSHHS TaJITIIONEpas3a anb(da, iMirironepasa s JikyBaHHs XBopoou ['omie tum
1 Oyyno BCTAHOBIIEHO, IO HA MOMEHT MIJATOTOBKM BHUCHOBKY Y BIJKPUTOMY JOCTYII
BIJICYTHI BTOPHHHI JDKepeia JIOKa30BHUX JaHMX, SKI BKIIOYaad B ceOe KIIHIYHI
JOCIIDKEHHST 3 Oe3Mocepe/HIM MPSMUM MOPIBHSAHHSAM BeJlariionepasu anbdpa Ta
BU3HAYEHUMH KOMIIapaTOPOM Tauliritorepasa anbda (anri. head-to-head trials).

Jliis moaneioro ananizy 0yB oOpanuit cucrematTuanuii ornsig Shemesh E et al.,
2015 (BUCOKOI METOJOJIOTIUHOI SIKOCT1), METOIO AKOT0o OyJIO y3arajdbHEHHS HAsIBHUX
JOCTYMHUX  JAaHWX  PAaHIOMI30BaHMX  KOHTPOJIBOBAHMX  JOCHI/KEHH  IIOJO
edeKkTUBHOCTI Ta Oe3neku (epMEeHTHOI 3aMiCHOI Teparii Ta cyOcTpaT pemyKIiiHOi
Tepamnii A JIKyBaHHs IOPOCIUX Ta JAiTel 3 XxBopoboro ['ore.

VY nanuii cucteMaTUYHUN OIS OyJI0 BKIIFOUEHO 8 JOCIIIKEeHb, 3 HUX 6 - BUBUAJIU
e(heKTHBHICTh Ta Oe3MeKy PepMEHTHOI 3aMiCHOI Tepaltii y marieHTiB 3 XBopoOoto ["omre
(TTOpiBHSHHS PI3HUX 703 IMITITIOIIEpa3H, BeNarmrolepasu anbda, Tamirmonepasu anbda,
MOPIBHSHHS ~ aJTJIIONEpa3y 3  IMITJIIONEpa30lo, TMOPIBHSHHA YacTOTH BBEICHHS
IMITJTIOLIepa3un) Ta 2 JOCHTIKEHHS, B SIKUX BUBUYAIU €(PEKTUBHICTh Ta O€3IEKy cyocTpaT
pPEAYKIIMHOI Teparii.

VY KIIHIYHOMY JOCHIKEHHI TpuBajicTio 9 wmicsauiB (Ben Turkia, 2013)
MOPIBHIOBAJIM M1k CO00I0 KI1HIYHY e(heKTUBHICTD Ta Oe3nexy imirmonepasu 60 OJl/kr
Ta Benarionepasu anbda 60 OJI/kr koxHI ABa TWXHI (Y Tpymdy IMIrIonepasu 0yJio
BKJIFOUEHO 17 mamieHTiB y rpymy Benarironepasu - 17 namientib). I3 34 namienti 20
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namieHTiB (59%) Maiu nonepeHIo CIICHEKTOMIIO, a 9 (26%) Oynu aiTbMu. 3a TaHUMU
Ben Turkia, 2013 ne Oyno BHUABJICHO CYTTEBOI PIZHUIII MIXK IMITJIIONEPA300 1
BEJIAroLepa3o anb(da o0 AMHAMIKM KOHLEHTpalli reMoriio0iHy, KUIbKOCTI
TPOMOOIIMTIB, KOJIM B aHaII3 OyJIM BKJIFOUEHI BC1 YYaCHUKH JTOCTIHKEHHS (OHAK, KOJIU
YYaCHUKH 3 CIJICHEKTOMIEI0 B aHAMHE31 OyJIM BUKJIFOYEHI 3 aHaII3y, CriocTepiraiacs
3HaYHa Pi3HUILI Ha KOPUCTH iMirironepasu). He 6yio BUsBIEHO CYTTEBOI Pi3HUIII III0]10
3MIHU PO3MIpy TIEYIHKHA Ta PO3MIpy CeJe3iHKH, piBHS XiToTpio3umazu abo CCL18-
PARC. Tlonibna vacrota moOi4HMX €(EeKTiB, MOB’A3aHUX 3 MPUIOMOM MpernapaTy
(OimpITicTh TIOB’SI3aHKX 3 1HQY31€10), Oylia 3apeecTpoBaHa I BOX JOCITIIKYBaHHUX
JKapChbKUX 3acO01B.

VY nocnimxeHH1 nopiBHsIHHSA 1034 45 On/kr Benarmtouepasu ainbda vs 60 OJl/xr
K0xH1 2 TixkH1 (Gonzalez, 2(013) He OyJ10 ONUCAHO MOB’I3aHMX 3 JIIKYBaHHSAM Peakiii
rinepuyTIMBOCTI 200 cepilo3HUX MOOIYHMX €(EKTIB, SKI 3arpOXKyBalM MKUTTIO. 3a
pesynbratamu  Gonzalez, 2013 yepe3 12 MicsuiB He OyJO CYTTEBOi pI3HUII B
KOHIIEHTpaIlll TeMOIJIO0IHY cepesl MAalll€EHTIB 3 BCTAHOBJIECHUM J1arHO30M XBOPOOU
lNome 1 tumy rpynu Benarmtouepasu anbda 45 OJI/xr 1 60 OJI/kr KoXkHI JBa THXHI
(MD -0,04, 95% CI Big -1,16 no 1,08); momo kiabkocti TpoMOoIruTie (MD - 12,32,
95% CI Bix -50,04 no 25,40); moao po3mipiB neuvinku — (MD 264,85, 95% CI Bix -
206,68 no 736,38) ta moao po3mipis cenezinku (MD 261,51, 95% CI Bix -1201,05 o
678,03). lllo crocyeTbest piBHS OGioMapKepiB, TO miciis 12 MicsIiB TiKyBaHHS YYaCHUKA
3 MATBEpKEeHOI0 XBopoboto ['orie 1 Tutmy, siki otpumyBanu 60 O//kr Benarmronepasu
anb(da KOXHI JIBa THUXKHI, MaJIM OUIBIIMKA BiJICOTOK 3HMKCHHS (BiJl BUXITHOTO PIBHS)
AKTUBHOCTI XITOTP1031/1a3H B TJIa3M1 KPOBI MOPIBHSIHO 3 MAllIEHTaMU, SIK1 OTPUMYBaIN
Benarmorepasy anbda 45 OJl/xr (MD 22,61, 95% CI Bix 7,65 no 37,57), ta CCL 18-
PARC (MD 16,70, 95% CI Bix 1,51 go 31,89) BiamoBiaHo.

JlonatkoBO HEOOXI1THO 3BEpHYTH yBary, 1o apropamu myoO:mikarii Shemesh E et
al., 2015 He OyJy0 3HAMIEHO AK MIALEO0-KOHTPOJIBOBAHUX JTOCHIIKEHb (PEePMEHTHOL
3aMiICHOI Tepamnii, TaK 1 KJIHIYHUX JOCIIKEHb 3 0e3M0cepeHIM MPSIMHUM MOPIBHSAHHIM
BeJIarIrolepasy aibda Ta OJJHUM 13 BU3HAYEHUX KOMIApaTOpiB TaJiriolepasa aabda
(anrn. head-to-head trials). ABTopamu my0umikariii pe3yJabTaTy 1moa0 ePeKTUBHOCTI Ta
6e3mneku (hepMEeHTHOT 3aMICHOT Teparlii IpeICTaBlIeHl y BUTJISIII OMUCY AOCTIHKEHb 0e3
iX y3arajgbHEHHS 3a JIOMOMOTOI0 TPOBEJCHHS METa-aHalli3y, MEPEKEeBOro MeTa-
aHayizy.

BpaxoByrour HeBU3HAYCHICTD 11010 PO3IOILTY MTOTEHIIMHOT KITBKOCTI JOPOCTUX
MaIi€HTiB, fAKI MOXYTh OTPUMYBaTH JIIKyBaHHS BEJIarJIIONEpa3on  anboa,
TaJIrIoIepa3on aidb(a Ta IMITIIONEPa30ld B paMKax ‘“HOBOTO CIIEHapio”’ Ta
BIICYTHICTh JIaHUX IIOJ0 KIIHIYHO MIATBEPKEHOT MOMXKIMBOCTI TEPEBEICHHS
nanieHTiB YKpaiHW Ha Teparilo Benariwouepa3or anbda y Haganux MO3 Ykpainu
J0JIATKOBUX MaTepiajiaX, pe3yJibTaTh aHalli3y BIUIMBY Ha OOJKET Ta MOPIBHSIHHS 13
PEKOMEHJIOBAaHUMH 3HAYEHHSAMM IIKaJW BIUIMBY Ha Om/KeT B YKpaiHi, He
IPEICTABIICHO.

36



Benaenioyepasa anvgha ons nikyeanns xeopobu I'owe mun 1 (Oopocaux ma oimeii), 13.07.2022

AHaJli3 BUTpaT Ha OJIHE BBEJICHHS Ta HA PIYHUI KypC 3aCTOCYBaHHS (DepMEHTHOT
3aMiCHOI Teparii AJis JIKyBaHHS XxBopoOu ['ome 1 Ty Ha OJTHOTO Malli€eHTa MoKa3as,
0 Ha OJHE BBEJEHHS JIIKApChHKOro 3aco0y Benarimolepaza ajibda HeoOxigHo 11
¢db1akOHIB Ha OJIHOTO JOPOCJIOro Taii€eHTa Ta 5 (iakoHIB Ha OAHY AUTUHY, IO Y
BapTICHOMY BUMIp1 (26 BBeleHB) CTaHOBUTH 9 698 157,04 rpu Tta 4 408 253,20 rpH Ha
1 pik BigmoBimHO. Ha ojHe BBeAeHHS JIKapChKOro 3aco0y Tajirirolepasa aibda
HeoOx17HO 21 ¢dh1akoH Ha OTHOTO JOPOCIIOTo NaIlieHTa Ta 9 (hIakoHIB HA OJJHY TUTUHY,
10 y BapTicHOMY BuMipi (26 BBeneHb) ctaHoBUTh 5 585 580,00 rpu Ta 2 393 820,00
IPH B 4aCOBOMY TOpM30HTI Ha | pik BigmoBigHO. Ha onHe BBeAeHHS JIKApCHKOTO
3aco0y iMirmronepa3a HeoOxigHo 11 ¢akoHIB HA OJHOTO JOPOCIOTO Malli€eHTa Ta 5
(dbakoHIB HAa OJHY JUTHUHY, IO y BapTiCHOMY BuMipi (26 BBeJEHb) CTAaHOBUTH
8 834 211,10 rpu Ta 4 015 550,50 rpH B 4acoBOMy rOpu30HTI Ha | piK BIAMOBIAHO.
OTxe, MpoBEJCHUI aHalli3 BUTPAT HA 3aCTOCYBaHHS (PEPMEHTHOI 3aMiCHOI Tepanii st
JikyBaHHs XBopoOu ['omie 1 Tuiy Ha OJJHOTO Mall€HTa CBIIYUTH NPO TE, 110 HATMEHII
BUTPATHOIO OIIIEI0 JIIKYBAHHS € Teparis Taliriolepazon albda, HAMI0POXKIOH —
BeJIarIrolepas3or aabda.

Taxum ymHOM, XBOpoOa ['omie BXOAWUTH J0 MEpeniky piakicHuX (opdaHHUX)
3aXBOPIOBaHb, 3aTBep/ukeHoro Hakazom MO3 Vkpainu Big 27.10.2014 Ne 778,
3apeecTtpoBaHoro B MiHicTepcTBi toctunli Ykpainu 13 muctomama 2014 p. 3a Ne
1439/26216, Bimnosizpo mo mnonoxkens Konmenmii>® VYkpaina B3gna Ha cebe
3000B’s13aHHS 3a0€3MEUYUTH TAIllEHTaM, SIKI CTPaKJAloTh Ha piakicHl (opdaHHi)
3aXBOPIOBaHHS, Oe3MepepBHUM Ta OC30IIATHUH JOCTYN 0 HEOOXITHHUX JIKAPCHKUX
3aco0iB. BenenHs mamieHTiB 13 xBopoOoro [ome 1 Tumy nependauyae JiKyBaHHS
(EepMEHTHOIO 3aMICHOIO TEpami€l0 MPU YMOBI BIJMOBIJHOCTI KPUTEPISIM TMOYATKY
Tepamii Ta KpUTEpisIM OI[IHKH e(EeKTUBHOCTI (EepMEHTHOI 3amicHOl Teparmii. 3a
pe3ynbTaTamMu mnpoBeAeHoi naepxkaBHOi OMT 3a CKOpOYEHOW MPOLEAYpPORO
BCTAHOBJICHO, 1110 BejariwoIepaza aib(da, IMIrIonepasa, Tajirolepasa aibda
NOPIBHSAHO €(EeKTUBHI Ta Oe3MeuHi MpH JIIKyBaHHI MalieHTIB 13 XBopoOoro [Nome 1
tuny. Benarmronepaza anbda BrimroueHa y [lepenik Jikapcbkux 3aco01B, METUUHUX
BUpPOOIB Ta JONMOMDKHHUX 3aco0iB J0 HHX, IO 3aKyNOBYIOTHCS Ha BHKOHAHHS
BIJIMOBIAHUX yTOJI (IOTOBOPIB), YKJIAJACHUX 0COO00, YIIOBHOBAKECHOKO HA 3/IIMCHEHHS
3aKymiBedb y cdepl OXOPOHW 3MI0pPOB’S Jisi BUKOHAHHS TPOrpaM Ta 31HCHEHHS
IIEHTPAII30BAaHUX 3aXOJIB 3 OXOPOHH 370pPOB’S, IO 3aTBEPHKCHHUI TMOCTaHOBOIO
Kab6inetry MinictpiB Ykpainu Bix 7 6epesns 2022 p. Ne 216.

Omxe, 3BaXKalOUMd Ha BUIIEBHKJIAICHE, ITPH YMOBI, IO MAIlIEHT BiAIOBIIATHME
KpUTEpisiM JjIsi PepMEHTHOT 3aMICHOI Teparii, Ipu TPUNUHATTI PIIICHHS 1110]I0 BUOOPY
KOHKPETHOTO JIIKapChKOTO 3aco0y i TMOoYaTKy Tepamii HeoOXiJHO BpaxOBYBaTH
€KOHOMIYHHMI KpUTEpPi II0A0 MOKA3HUKIB BUTpPAT Ha CXEMY 3aCTOCYBaHHA Ta
pe3yJbTaTH aHali3y BIUIMBY Ha TMOKA3HUKHU OFOKETY I BIAMOBITHOT MOMYJISINT
NalieHTiB, 00MparOYu HAWMEHIII BUTPATHY TEPaITiio.

30 https://zakon.rada.gov.ua/laws/show/377-2021-p#Text
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PexomMeH10BaHO TPOAOBXKUTH 3a0e3MeyueHHs maifieHTaM 3 XxBopoOoto ['omre 1
TUITY TOCTYTI JIO ClieUU(PIYHOrO JIKYBaHHS, IKE BOHH Hapa3i OTPUMYIOTb, BPaXOBYIOUH
KpUTEPil OLIHKHU e(hEeKTUBHOCTI PEepMEHTHOI 3aMICHOI Tepallii Ta KpUTepii BUKIIOUECHHS
3 Mporpamu JIiKyBaHHs (DepMEHTHOIO 3aMICHOIO Teparlieto npu xBopoobi ["oe.

JlonaTkoBO HEOOXITHO TPOBOJUTH MOHITOPUHT Ta 301p peaIbHUX JaHUX II10]10
KUIBKOCTI MaIli€HTIB 3 XBOpoOoro ['omie 1 Tumy B YKpaiHi Ta MOKa3HHUKIB €PEKTUBHOCTI,
OC3IIeKH JIIKyBaHHS 3 MOJAIBIINM 1X aHaJi30M 3 METOIO ITOBTOPHOI OIIIHKK Ha OCHOBI
OTPUMAHUX JaHUX.

5. Indopmanist 1010 CTPOKY Ail BUCHOBKY YIIOBHOBAKE€HOI'0 OPraHy:

Bianosigno no m. 21 IlopsiaKky BUCHOBOK YIOBHOBA)XKEHOTO OpraHy CTOCOBHO
BIJIMOBIAHOT MEIUYHOI TEXHOJIOT1i BBAXKAETHCS YMHHUM JO MOMEHTY MPOBEICHHS
HOBOI1 JIEP’KaBHO1 OI[IHKU MEIUYHO1 TEXHOJIOTi.
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