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Ne Ha Ne BIJ

BucHoBoKk
YIIOBHOBAK€HOT0 OPraHy 3 JIepsKaBHOI OWiHKM MeIUYHUX TEXHOJIOTIii 3a
CKOPOYEHOI0 MPOLEeAYPOI0: JapoHiga3a

epowcasna oyinka meOuyHUX MexHOI02IU 34 CKOPOUEHOIO NPOYedypoIo 3a 36EPHEHHAM
MO3 Vkpainu nposedena ynoBHOBANCEHUM OP2AHOM 3 0EPHCABHOL OYIHKU MEeOUUHUX
MEexXHOI021U 8I0N0BIOHO 00 8umoe 110psa0Ky npo8edeH s 0epHCABHOI OYIHKU MEOUUHUX
mexHono2il, 3ameepoxcero2o nocmanosorw Kabinemy Minicmpie Yxkpainu 6i0
23.12.2020 Nel300 ma cknadaemovcsi 3 auHanizy HNOPIGHAIbHOI epekmusnocmi
(pe3ynbmamusHocmi), besneku ma nau8y Ha 010Hcem JNIKAPCbKO20 3ac00y HA OCHOBL
0anux 3 GIOKpumux odcepen iHgopmayii. BUCHOBOK YNOBHOBANCEHO2O Op2aHy 3
0epaHcasHoi  OYIHKU MeOUYHUX MEXHON02Il 3d CKOPOYEHOK Npoyedyporo Mae
pekomenoayivnuu xapakmep. llpedcmasneni Oawni y 6UCHOBKY € AKMYATbHUMU CIAHOM
Ha 0amy 1020 ni02omoeKu.

1. Indopmanis npo gary mnpoBeJeHHS [IePKABHOI OUMIHKH MeIUYHHUX
TEXHOJIOTI 32 CKOPOYEHOK TMPOLEAYPOI0 3afIBJICHOIO0 JIIKAPCHKOIO
3aco0y: 25.07.2022.

2. Indopmanis npo 3aaBJeHu JikapcbKuil 3aci0
1) naiimenyBaHHsl (mpi3Buine, iM’fl, MO0 0aTbKOBi) 3asiBHMKa Ta Ha3Ba
BHPOOHHKA JIIKAPCHKOIO0 32¢00Y:
Cranom Ha 25.07.2022 p. B J{ep:xaBHOMY pEECTpi TKapChbKHX 3ac00iB:!

! http://www.drlz.com.ua/
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AJIBAYPASBUM®, koHueHTpaT s po3uuHy it iHDy3id, 1 mia pozumny
mictuth 100 omunauips Aii (O) (mpubnuzno 0,58 mr) maponigaszu, Ne 1: mo 5 My
(bnakoHi, 1o ogHOMY (hJIaKOHY Y KapTOHHIN KOPOOIT.

BupoOuuku:

JDKEH3AM JIIMITEJJGENZYME LIMITED; Berrep ®apma-®eprirynr
I'm6X enn Ko.KT', Himeyunna/Vetter Pharma-Fertigung GmbH & Co. KG, Germany;
Ixybinentr XommictepCriep JIJIC, CIIIA/Jubilant HollisterStierLLC, USA;
Jxensaiim Ipnang Jlimiten, Ipnanais/Genzyme Ireland Limited, Ireland.

3asBHUK - JI)xen3aiim IOpon b.B., Hinepianmm.

2) TOpProBeJibHA HA3Ba JIKAPCHKOI0 32c00Yy:

AJIbBAYPA3ZNM®

3) Mi’KHApPOJHA HEMATEHTOBAHA HA3Ba 200 CHHOHIMIYHEe HAMMEHYBAHHS:

Jlaponina3za / Laronidase

4) ckiaja JikapcbKoro 3aco0y (1iro4i Ta J0NMOMIXKHi pe4OBUHH):

1 mu pozunny mictuth 100 onuuunps aii (OH) (mpubmmszuo 0,58 mr) naponinasu;
O0ONOMIDJICHI peyosuHy. HATPIIO XJIOPUI, HATPitO auriapodocdaT MOHOTIAPAT, HATPIIO
rigpodocdar renrarigpar, moaicopoar 80, Boga s 1H’ €KITIH.

5) popma Bumycky:

KOHUEHTpPATy AJI1 PO3UUHY JUIsl 1HPY31il.

6) cioci0 3acTocyBaHHS JIKaPCHLKOIro 3aco0y:

PekomennoBanuii pexxum no3yBanHs — 100 O/l wa 1 kr macu Tina 1 pa3 Ha
TWKJECHb NUIIXOM BHYTpIIIHbOBeHHOT 1H(GY31i. IloyaTtkoBa mBHAKICTE 1HPY3Ii
ctaHoBUTh 2 OJI/Kr/rof, siky MOKHA 301IBIITYBAaTH Yepe3 KOXKHI 15 XB Ipr HOpMaJIbHI
MePEHOCHUMOCTI 10 MaKCUMaIbHO1 mBUAKOCTI — 43 OJI/kr/ron. Bech HeoOXiiHMI 00’ €M
PO34YMHY HEOOX1JTHO BBECTHU MPOTITroM puOIu3HO 3—4 TOUH.

7) inpopMmaiisi NIpo HASIBHICTD /IEP5KABHOI peecTpauii JiKapcbKOro 3acody B
YkpaiHui:

AJIBJIYPA3UM®, peectpartiiine nocBigaerus: UA/8093/01/01, repmin aii PIT
HeoOMexenuit 3 03.08.20182

8) dapmakosoriuna aia Jgikapcbkoro 3aco0y Ta KOA 3a aHATOMO-
TepaneBTHYHO-XIMIYHOI0 KIacupikaLicro:

depmentn. Jlaponinaza. Kog ATX A16A BOS.

9) moka3aHHs 10 MeJUYHOI0 3aCTOCYBAHHS, 32 AKUM M0aBaJIacs 3asABa:

HepxaBaa OMT npoBoauiack 3a CKOPOYEHOK IMPOLEAYPOIO 3a 3BEPHEHHAM
MO3 Vkpainu, 1o He nependavano NojJaHHs 3asBu. Y JucTi 3BepHeHHI MO3 (uct
Big 09.06.2022 Ne 25-01/12931/2-22 ta muct Bix 20.06.2022 Ne 25-01/13739/2-22)
BKa3aHEe OJHE TOKa3aHHSI J0 MEIMYHOTO 3acCTOCYBaHHS: JIIKyBaHHS MAIIEHTIB 3
MykonosicaxapuaozoM (aani-MIIC) I tuny.

2 http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlz1 2opendocument&stype=94 1 ESSFBCA0A286CC225886A003A5388
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10) noka3aHHs 10 MeIUYHOT0 3aCTOCYBAHHS BiIMOBIIHO 10 iHCTPYKIIiI A/
MEIMYHOI0 3aCTOCYBaHHsl, 3aTBepa:xkeHoi MO3, 3a HasiBHOCTI [epKaBHOI
peecTpaiii JikapchbKoro 3acody B YKpaiHi:

Myxkonomicaxapugo3z 1 tumy (MIIC I, o-L-igmypoHina3oBa HEIOCTAaTHICTB):
JOBroTpuBaiia (pepMEeHTO3aMiCHA Tepallis, JIKyBaHHS NPOSBIB 3aXBOPIOBaHHS, HE
OB’ SI3aHUX 3 YPAKEHHSIM HEPBOBOI CHCTEMHU.

11) indopmanisa npo HASIBHICTh NMOKa3aHb J0 MEIUYHOI0 3aCTOCYBAHHS
JIKaApCHhKOro 3ac00y 1Jisi BUKOPMCTAHHA I/l 4aC HAJAHHS MeJIUYHOI J0NOMOTH
NPH CTAaHAX, 110 3a3HAYEHi y NPiOPUTETHUX HANPSMAX PO3BUTKY c(hepu 0XOpPOHU
3/10pOB’si:

VY nucri 3BepHeHH1 MO3 3a3HaueHO, 10 HA BUKOHAHHS MIANYHKTY 3 MYHKTY 4,
noctanoBu Kabinety MinictpiB Ykpainu Bix 23.12.2020 Ne 1300, a Takox MiITyHKTIB
5 nysnkty 8 Ilopsiaky mnpoBeneHHS JepKaBHOI OIIHKM MEIUYHUX TEXHOJIOTIH,
3aTBepkeHoro nocraHoBoro Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300
MO3 npocuTh MPOBECTH JCPKABHY OIIHKY MEAMYHHX TEXHOJOTIH 3a CKOPOYEHOIO
IIPOIICTYPOIO IO JIIKAPCHKOTO 3ac00y JlapoHifaasa JJis JTiKyBaHHs mnamieHTiB 3 MIIC
[ Tuny.

MIIC I Ttunmy BXoauTh JO TMeEpediKy piakicHuX (opdaHHHUX) 3aXBOPIOBaHb,
3arBepkeHoro HakazoM MO3 VYkpainu Bix 27.10.2014 Ne 778, 3apeecTpoBaHOTO B
MinictepcTsi octuiii Ykpainu 13 nmuctonanga 2014 p. 3a Ne 1439/26216.

3. BUCHOBOK YNIOBHOBAa’KEHOr0 OpPraHy IIOAO Pe3yJbTaTiB NMOPiBHAJIbHOI
ebexTuBHOCTI (pPe3yIbTATHBHOCTI), Oe3neKkH, e(PeKTUBHOCTI BHUTpPAT Ha
JIKaApChbKHMi 3aCi0 Ta aHAJII3Y BIUIMBY HA MOKAa3HUKHU OKO/KETY

1) naHi MO0 NPIOPUTETHOCTI 3aXBOPIOBAHHS (CTAHY)

MIIC I tumy — e piaKicHe cIaJKoBe METa0OoIiuHEe 3aXBOPIOBAHHS, SIKE 3T1IHO 3
KjIacu(ikamiero BIZHOCHTBCS O JII30COMHMX XBOpOO HAKONMYEHHS, TIpyna
MYKOTOJTiCaXapua03u.

[Topymennss merabomnizmy npu MIIC | tumy cnpuumHeHe HEIOCTATHICTIO
Ji3ocoManibHOTO pepmenTy anbda-L-1inypoHinasu, sKkuil HEOOX1THUM SISl KaTa0oJ13My
riiko3aminoriikadiB (gam - ['AT). et hepMeHT karanizye riaposai3 KiHIIEBOTO alibda-
L-11ypoHOBOIO 3anuuIKy JAepMaTaHcyib(paTy Ta remapaHcyibdary y OaraTtbox

TKaHUHaX. HakonudyeHHs HMX HEpO3LIENJIeHUX CyOcTpaTiB BIIOYBAETHCS Y PI3HUX
TKaHWHAX 1 3aJIKUTh B1JI TUITY TKAHUHHU, JI€ BIIOYBAETHCS HAKOITMYCHHS, Ta IIIBUIKOCTI
ix nupkysii. MIIC I tuny xapakTepu3yeThCsi XpOHIYHUM MPOTPECYIOYNM MePedIrom.

[Mamientn 3 MIIC | Tuny noauIstOTHCS HA TPU MIATPYNH (PEeHOTUIIH) BIATIOBITHO
10 KIiHIYHUX cuHapoMiB — [yprep, I'ypnep-1eiie ta lleiie, axi He MOXXKHA PO3PI3HUTH
32 JIONOMOTOK 3BHYAMHMX J1arHOCTMYHUX MPOUEAYp, OCKIIBKM Y BCIX Malll€HTIB
CIIOCTEPITAETHCS HEJOCTATHS aKTUBHICTD alibda-L-11ypoHiia3u 1 BUIIJICHHS HaIMIpHO1
KUIBKOCTI Tenapancyibdary i gepMarancyibhary. OeHOTHI Malli€HTIB BU3HAYAETHCS
Ha OCHOBI CHUMOTOMIB Ta iX TspKKocTi. Cunapom ['ypnep € HallOuLIbII BaKKUM

3
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KIHIYHAM QeHoTurnoM, cuaapom ['ypaep-1lleiie € mpomikHUM KITIHIYHUM (PEHOTHIIOM,
a cungpom lleite xapakTepusyeThes OLIbII M’ IKUM KITiHIYHUM Qenotunom. [Ipore,
ICHY€ 3Ha4HA HEOJHOPITHICTb TSKKOCTI 1 CYKyITHOCTI CUMIITOMIB Y MEXaX KOKHOTO

KJIIHIYHOTO (DEHOTHUITY, KPIM TOT0, € 3HAYHE CITIBNA{IHHS CHMIITOMIB TPbOX CUHJIPOMIB.

Cumnromu cusapomy ['ypiiep IposBISIOTECS y BIKOBHM 1epioj 3 6-TH MICAIIIB 10

2-x pokiB. Jlo HHMX BIIHOCATh HAsIBHICTh IMaxXOBHUX a00 IYNKOBUX KHJ;

renaTocIyieHOMeTali; rpyoi pucu obmuyus; nedopmailis KiCTAKY; HU3BKHHA 3piCT;

30UIBIIICHHS SI3UKA; OMYKJIMHA JI0O; PUTIAHICTH CYrio0iB; TOCTPY KapaioMIiomariio,

MOB’sI3aHy 3 €HJ0KapAiaibHUM (10pOoeIacTo30M; 3aTPUMKY KOTHITUBHOTO PO3BUTKY 3

HACTYIHOIO MPOTPECYIOUOI0 JEr€HEepaLi€lo; TIyX0Ty; PeLUANBYIOUl 1H(EKIT BEpXHIX

TUXaTbHAX TUISXIB Ta CEPEIHBOTO BYyXa; OOCTPYKTHBHI 3aXBOPIOBAHHS JUXaTbHUX

IUIAXIB; TYYHE JUXAHHS; MOCTIMHI PSACHI BUAUIEHHS 3 HOCA; NOMYTHIHHS POTIBKHU;

rigponedanio, MOB’s3aHy 3 MIJBUIIEHUM BHYTPIIIHBOYEPEIIHUM  THCKOM.

OOCTpYKTHBHI 3aXBOPIOBAHHS JUXaJIbHUX MLUISAXIB, peCHipaTopHi iHGEKii Ta

YCKJIaJIHEHHS 3 OOKY CepIeBO-CYJMHHOI CUCTEMU € HANOUIbII YACTUMU MPUUYUHAMHU

cmepti. CMepTh 3a3Bu4ail Hactae y Bitl 10 pokiB 3 MeniaHoro Big 5 10 19 pokis..

Cumnromu  cunapomy [yprnep-llleite  xapakTepu3yroTbcs MHOXUHHUMU
JN30CTO3aMH, HEBEJIMKUM 3POCTOM, XapaKTePHUMHU pUCaMH OOIWYYsl, TOMYTHIHHSIM
POTIBKH, PUTIAHICTIO CYTJI001B, TIYXOTOIO Ta ypa)XEHHSIM KJIaMlaHiB ceplls. Y MaIli€HTIiB
3 cunapomom ['yprep-llleite maiie He crmoctepiraeTbcsi ab0 B3arami BiJICYTHS
po3ymoBa aucPyHkIlis. CAMOTOMH 3aXBOPIOBAHHS y MAIIEHTIB 3 cHHApOMoM [ yprep-
[Ilefie MOYMHAIOTH BUSBISATUCA y BIIll BiJl TPhOX JI0 BOCHBMU pOKiB. CMepTh 3a3BUYAM
HACTa€ BIPOJOBXK JIPYroro abo TPEThOTro ACCATHIIITTS JKUATTS BiJl TATOJIOTII CEpIIEBO-
CYJIMHHOI Ta/a00 pecripaTopHOi CHCTEMH.

Jlo cumnitomiB cunapomy llleite BiTHOCATHCS pUTITHICTH CYTI001B, HAOYTI Baau
KJIAMlaHIB CEpIIsl, TeMaToCIUICHOMETatisi c1abKoro CTYMeHs 1 MOMYTHIHHS POTiBKU. Y
naiieHTiB 3 cunapomoM llleite maiike He crmocTepiraroThesi abo B3araii BIJACYTHI
HEBpOJIOTIUHI MpobieMu. BoHH, SK MpaBMIIO, CEPEIHBOTO 3pPOCTY 1 MOXYTh MATH
CEPEIIHIO TPUBATICTH KHUTTS, X04a y OUIBIIIOCTI 3 HUX CHOCTEPITA€THCS ITiIBUIICHHS
(b13MYHOT HECTIPOMOJKHOCTI, 1 O1JIbIIIa YaCTHHA TAIIEHTIB IIOMUPAE B CEPEIHROMY BiIli
MEPEBaYKHO Bi XBOPOO ceplis, OJTHAK TAaKOXK ICHY€E 3HaYHA KUIbKICTh MaIll€HTIB, Y SKUX
PO3BHUBAETHCS JIETaTbHA KOMIPECiS IMMWHOTO Bimminmy xpeOra. [lepmi cummromu
3aXBOPIOBAHHSI, K MPABWJIO, MOYMHAIOTH MPOSBIATUACS TICIS T’ SITH POKiB, BOAHOYAC,
JIlarHO3 4acTO BCTaHOBIIOEThCA MixK 10 1 20 pokamu KUTTS.

3a mikHaponHoto knacudikamiero BOO3 MKX-11 mykononicaxapuaos | tumy
mae ko 5C56.30 (Mucopolysaccharidosis type 1)*.

3a iHdopmariero 0a3sum gaHWUX PIAKICHUX 3aXBOPIOBaHb aMEPUKAHCHKOT
HEKOMeEpITiHO1 opranizaiii ‘“HarioHasbHa opraHizamis 3 PiAKICHUX 3aXBOPIOBaHB”’
(National Organization for Rare Disorders, NORD’) MIIC I tumy omHaKoBo

3 https://www.dec.gov.ua/wp-content/uploads/2019/11/2015_90 ykpmd mpl_i.pdf
4 https://icd.who.int/browse 1 1/1-m/en#/http%3a%2f%2fid.who.int%2 ficd%?2 fentity%2f1 539226250
5 https://rarediseases.org/rare-diseases/mucopolysaccharidosis-type-i/
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PO3IOBCIOIKEHUH CepeJl YOJIOBIKIB Ta KIHOK, 3 4yacToToro 1 Bumamok Ha 100 000
HOBOHAPODKEHUX ISl TSKKOI opmu Ta 3axBoproBaHicTio 1 Bumamok Ha 500 000
HOBOHAPODKEHUX JIJIs1 JIeTKO1 popmu. 3axBoproBanicTh HAa MIIC B cyKkymHOCTI cKI1asiae
1 Bunagok Ha 25 000 oci6. OgHak piaKiCHI 3aXBOPIOBaHHS, OCOOIHMBO JIeTKI hopMH
MIIC 4acTto HEBIpHO IIarHOCTYIOTbCA a00 HE JIarHOCTYIOTHCS, IO YCKJIaJHIOE
BHU3HAYEHHS peajbHOI 3aXBOPIOBAHOCTI Ta MOMIMPEHOCTI.

3a gaHUMU TOpTaly PIAKICHUX 3aXBOPIOBaHb Ta oOpQaHHUX IMpernaparis
(Orphanet®) posnoscromkenicts MIIC I tuny oninroerses sik 1 ma 100 000 HaceneHHs,
npu 1boMy Ha cuHapom ['yprnep npunanae 57% Bunazakis, Ha curapom ['ypnep-Ieiie
23% Bumankis, Ha cuaApoM llletie 20% BuIaaKiB.

BianoBimHo pmanmx KaHajacekkoro TOBapUCTBAa — MYKOIOJICAaXapuao3iB 1
cnopigHeHux 3axBoproBanb (Canadian Society for Mucopolysaccharide and Related
Diseases’) migpaxosano, mo y bpurancekiit Komym6ii 8 1 3 100 000 HOBOHAPOIIKEHUX
oyne cunapom ['yprep, y 1 3 500 000 HoBoHapomxeHux Oyae cunapowm llleite, Tay 1
Ha 115 000 HoBoHapoxeHux O0yne cunapom ['ypraep-Ileiie.

BianosinHo 10 paHux, HagaHux y aogatky no jucra MO3 Big 09.06.2022 No25-
01/12931/2-22, cranom Ha 2022 pik kuibkicTh namieHTiB 3 MIIC I tuny B Ykpaini
ckianae 18 ocid (4 nopocnux namieHTH 1 14 gitei).

B Vkpaini Konnenmiss po3BUTKY CHUCTEMH HAJAaHHS MEAMYHOI JOMOMOTIHU
MalieHTaM, Kl CTpaXJaloTh Ha piakicHi (opdaHHi) 3axBoproBaHHsA, Ha 2021-2026
pOoKH, 3aTBepKkeHa po3nopsxeHHsaM Kadbinery MinictpiB Ykpainu Bix 28.04.2021 Ne
377-p%, Ta Mae Ha MeTi 3MEHIIEHHS CMEPTHOCTI Bim piakicHux (opdaHHUX)
3aXBOPIOBaHb, IIJIBUIICHHS SKOCT1 JKUTTS MAIEHTIB, Kl CTPaXJIAlOTh Ha PIJIKICHI
(opdanHi) 3aXBOPIOBaHHS, IIJIIXOM 3a0€3ME€UEHHSI CIIPABEJIMBOTO Ta PIBHOTO TOCTYITY
710 SIKICHOT MEMYHOI JOTIOMOTH TaKHUM TalliEHTaM, 30KpeMa JI0 SIKICHUX, €()eKTHBHHUX
Ta Oe3MeYHMX JIKApPChKUX 3aco0iB JuIs JIIKyBaHHA piakicHUX (opdaHHMX)
3aXBOPIOBAaHb, 0 MEIWYHUX BHUPOOIB Ta TPOIYKTIB CIEMIATIBHOTO JIKYBaJbHOTO
XapuyBaHHS, @ TAKOXX IMICUXOJIOTTYHOTO CYITPOBOTY.

2) nma”Hi mOAO0 JOCTOBIPHOCTI PpPe3yJIbTATIB NOPIBHSUVIBHOI KJIIHIYHOI
epexTBHOCTI Ta Oe3mekM 3afBJEHOr0 JIIKApPCHKOro 3acody. Omnuc
(mpeacraBJieHHS) 3a3HAYEHHUX Pe3yJIbTATIB

3 MEeTOI0 aHaji3y JaHUX KIIHIYHOI €()eKTUBHOCTI Ta O€3MEeKH JapoHia3u s
nikyBaHHs nauieHTiB 3 MIIC I Tuny npoBeieHo MOIIYK TPETUHHUX JKepen iH(opmaii
I0/I0 JOKA30BHX JIaHUX Y TATy3€BHX CTaHIAApTax y cepi OXOPOHHM 3/I0pOB 51 YKpaiHu,
Ha caillTax MDKHapoJHUX MNpodUIbHUX oOpradizauii, y 0azax ganux PubMed, The
Cochrane Library database, Trip Database.

B pesynbpTaTi nmpoBefeHOro MOIIYKY 3HAWAEHO HACTYyNHY 1HGOpPMAIIIO 010
TPETUHHUX JDKEPET:

®https://www.orpha.net/consor/cgi-bin/Disease_Search.php?Ing=EN&data_id=132&Disease Disease Search_diseaseGroup=Mucopolysaccharidosis-
type-I&Disease_Disease Search_diseaseType=Pat&Disease(s)/group%200f%20diseases=Mucopolysaccharidosis-type-

1 &title=Mucopolysaccharidosis%20type%201&search=Disease_Search Simple

7 https://www.mpssociety.ca/what-is-hurler-syndrome/

$https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
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I'any3eBi cTangapTH y ccTeMi OXOPOHU 3/10POB 51 Y KPaiHuU:

1. VYHidikoBanuii KJIIHIYHHMA NPOTOKOJ  NEPBUHHOI, BTOPHHHOI
(cmenianizoBaHoOl) Ta TPETHHHOI (BHCOKOCIHENiaTI30BaAHOI) MEAUYHOI JOMOMOIH
«Myxkonoaicaxapuao3 I tumy», 3arBepa:kenuii Hakazom MO3 VYkpainu Bin
23.02.2015 Ne 90°.

Cneundiune nmikyBanHs nauieHTiB 3 MIIC I Tuny 3a1iCHIOETBCA 32 TOIOMOTOIO
dbepmentHoi 3amicHoi Tepamii (mami - ®3T) Ta TpaHcUIaHTalli TeMOMOETUYHUX
ctoBOypoBux KiiTuH (nani-TI'CK). BuOip snikyBaHHS 3a1€XHUTh Bl (PEHOTHUITY, BIKY Ta
HEBPOJIOTTYHOI'O CTaHy Malll€eHTa.

[Mpuznauenns ®3T mamientam 3 MIIC 1 Tuny 3aifcHIOETBCS 3 YpaXyBaHHIM
KPUTEPIIB BKIIOYEHHS Ta BUKIIOUEHHS, OTPUMAHUMU B PE3yJIbTATI MIATBEPIKYIOUO1
Ja00paTOpHOi JIIarHOCTUKU Ta 3a JAaHUMU TIOYAaTKOBOI OIIHKMA CTaHy IIAIli€HTIB
(haxiBIIMH MYJbTHIUCIUIUTIHAPHOT KOMaH/IH.

CumnToMaTuyHe JKYBaHHS NPHU3HAYAETHCS 3a HEOOXITHOCTI. 3a HAasIBHOCTI
MOKa3aHb TMAIIEHT HaIpPaBISAE€ThCS HAa KOHCYJBTAIIO O CIHEIlaliCTiB: OpTOIena,
¢i3ioTepaneBTa, OTOJIAPUHTOJIOTA, Kap/I10Xipypra, HeHpoxipypra Ta iH.

Crneundiuaum merogom jikyBaHHsIM MIIC I tuny € ®3T 3 BUKOpHCTaHHSIM
Jikapchkoro 3aco0y japonigaza. ®3T miaHyrOTh B MOMEHT MOCTAaHOBKH J1arHO3Y, 1
BOHA € YaCTUHOIO KOMIUIEKCHOI IIPOTpaMU JIiKyBaHHS.

O3T pexomenaosana Bcim namientam 3 MIIC I tuny, y SIKUX PaKTUYHO B1ACYTHI
KOTHITUBHI TOPYIICHHS, TOOTO TAalllEHTaM 3 MPOMIDXKHOI Ta JIETKOI (HOpMOIO
3axBoptoBaHHs (cuHapomoM ['ypnep — lleiie Ta cunnpowm leiie).

[cnyroTs gani, mo TI'CK pekomennoBana naimieHnTam 3 Baxkoro hopmoro MIIC [
(cuaapom ['ypiiep) y Bitll 10 2-X POKiB Ta 13 KOe(PiIiEHTOM KOTHITHBHOTO PO3BUTKY >
70. Hamientam 3 MIIC I (cunnpom I'yprep) tuny, siki nepenecnun TT'CK, nHeo6xiaHo
zarpornonyBatu ®3T 3 MOMEHTY TOCTaHOBKH JiarHo3y. Teparmito ¢ mpoIoBKyBaTH
710 TIOBHOT'O TIPYDKUBIIEHHS, micis 1iboro @3T MokHA TPUITMHUTH.

Kpurepii Briaroyenns s nposeaenus O3T

1. TTamienTn, y SKuX 1a00paTOPHO MIATBEPIKEHO:

* HEJOCTAaTHICTB/BIJICYTHICTh AKTHBHOCTI JI130COMHOTO (depmeHTy o—L—
1ypOHiia3u, BU3HAYEHOI y BIJMOBIJHIA TKaHWHI, HaNpUKIaA, y Jeikorurax abdo
KyJbTUBOBaHUX (hiOpoOiacTax MIKipH, 3 BU3HAYCHHSM PiBHS MPUHANMHI II€ OJHOTO
1HIIOTO CyJb(haTa3HOro PepMeHTy, 3 METOI BUKIIIOYEHHS MHOKUHHOI CyJb(aTazHol
HEJIOCTAaTHOCTI;

» migBumeHHs ekckperii ['Al' y moOoBiii cedi maiieHTa 3 BHUSBICHHIM
aHOMaJIbHUX (pakmiii renmapadcyiabdary Ta aepmaTaHCyldb(aTry mpu MpoOBEACHHI
bpakumionyBanas ['Al’  cedi MeTomoM  TOHKOIIApoBoi  xpomatorpadii  abo
eeKTpodopesy.

? https://www.dec.gov.ua/mtd/mukopolisaharydozy/
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2. IamienTn, y sSIKUX BUSIBJICHI 03HAKH KII1HIYHOT (hopmu cuuapomiB ['yprep-1lleiie
ta [lleiie.

3. MMawientn 3 MIIC I tuny (cunapom I'ypiiep), sSIKUM IUTAHYETHCS POBEICHHS
TI'CK, @3T npusHayaeThCsi 3 MOMEHTY IIOCTAHOBKH J1arHO3Y SIK MIATOTOBYMH €Tar 10
TI'CK. Tepamito OpoaoBXYHOTh /10 MOBHOTO MPUKUBIEHHS TPAHCIUIAHTATY, MICIIS
uporo ®3T MOXKHA MPUITHHUTH.

Kpurepii Bukiaouyenns (npunuHends) ®3T

1. BupaxeHi cHUMNOTOMH Ypak€HHS HEPBOBOi CHCTEMH 3 MPOTPECYIOUUM
(OopMyBaHHSIM  KOTHITMBHOI ~ HENOCTaTHOCTI,  HIATBEPIKEHI  pPe3yJIbTaTaMH
JOCIIKEHHS 1THTENEKTYyaJIbHOIO PO3BUTKY Malll€HTA.

2. InguBinyansHa HenepeHocuMicTb @3T (BupaxeH1 ajiepriuni peaxiii, moB'sa3aH1
13 3aCTOCYBaHHSIM JIIKAPCHKOTO 3aC00Y).

3. HasgBHicTp y maifieHTa CyMyTHBOTO 3arpO3JIMBOTO JJISl KHUTTS 3aXBOPIOBAHHS,
npu skomy O3T He BITMHE HA MPOTHO3 (HAMIPHUKIIA]l, OHKOJIOTIYHE 3aXBOPIOBAHHS).

4. HasiBHICTh O3HAK MPOTPECYBaHHs 3aXBOPIOBAHHS, HE3BAKAIOUYH HA MPOBEICHHS
@3T.

5. Mamientu 3 MIIC I Tuny (cungpom 'yprnep), SKUM He TIaHY€ThCS POBOAUTH
TI'CK.

6. BariTHi *iHKH a00 KIHKH, K1 TOAYIOTH TPYUIIO.

7. TlopylieHHS IUIaHy KJIIHIYHHMX, I1HCTPYMEHTAJIbHUX Ta JabOpaTOpHUX
JOCHIKeHb sl TpoBenieHHs oIiiHku edextuBHOCTI 3T Ta mopymeHHs rpadiky
NPOBEJCHHS BHYTPIIIHBOBEHHUX BJIMBaHb.

8. BigMoBa 6aThKiB TUTUHH/3aKOHHOTO MPECTaBHUKA MaIlieHTa a00 TUTUHH, sIKa
nocsirna 14 pokis, Bia npoeaeHas 3T, npusHadyeHOi cXeMH 103yBaHHS Ta Tpadiky
BHYTPIIIIHHOBEHHUX BIIMBAHb, MMiITBEP/KEHA Y TMCbMOBIH QopMi.

Ouinka edekTUBHOCTI PepMeHTHOI 3aMICHOI Tepanii

1. BusHaueHHsSM e(EKTUBHOCTI JIKyBaHHA € 3MEHILIECHHS a00 BIJCYTHICTb
POrpEeCYBAaHHS AKTUBHOCTI XBOPOOH, MPO 110 CBIAYUTH CTab1Ii3allisl CTaHy, OB'I3aHa
31 3MEHILIEHHAM KIJIBKOCTI Ta/ad0 1HTEHCHMBHOCTI CUMITOMIB, SIKI CIOCTEpIraJiuCh Ha
MOYaTKy JIIKYBaHHS.

2. Ominka edextuBHocti @3T MPOBOAUTHCSA HE paHilie, HIX depe3 6 MICSIB 3
MoMmeHTy nodatky ®3T, 6e3 mopyuieHHs MPU3HAUYEHOI CXEMH JIIKyBaHHS Ta J03U
npemnapary, Ikl 3aCTOCOBY€EThHCH.

3. Ominka edextuBHocTi ®3T mpoBoauthes B HIACIT «OXMATIAUT» MO3
VYkpainu He pijiie, HiK JBidUl Ha PIK, Ta y 3aKJaJi OXOPOHU 3[0pOB’sl, BU3BHAUCHOMY
JUISL HaJlaHHS Menu4yHoi jgoroMoru mnamieHtam 3 MIIC 1 Ttuny, ae 3aiMCHIOETHCS
nposeaeHHs O3T, y neHb npoBeieHHs] BHYTPIIIHBOBEHHUX BIUBAHb.

4. Kputepismu epextuBaocti O3T €:

a) 30UTBIICHHS PYXOBOT aKTUBHOCTI (TECT 6-XBWJIMHHOI XOAbOU Ta 301TBIICHHS

00’eMy MacUBHUX PYXiB Yy Cyrio0ax (po3Mipu Jiana3oHiB pyXiB y Cyrio06ax);
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0) 3MEHIIIEHHS PO3MIPIB MEeUiHKH Ta cene3inku 3a qanumu Y 3J[ abo MPT uepeBHOi

MOPOKHUHU;

B) TMO3UTHBHA JIMHAMIKa TeMMiB (I3UYHOTO PO3BUTKY (30UIBIICHHA Ta

HOpMaJIi3aIlisi 3pOCTy Ta MacH Tijia XBOPOIo);

') HOpMaJi3arllisi CHY;

1) 3MeHIleHHs ekckpellii ['Al'iB B 1000Biif ceui XBOpPOTro (BU3HAYAETHCS JBI4l Ha

piK).

2. Yunnmit Bunyck J[lepxaBHoro dopmyasipa JdikapcbKuUX 3ac00iB
3aTBepIKennii Hakazom MO3 Ykpainu Bix 13.06.2022 Ne 1011" - naponinasa ne
BKJTIOYCHA.

MixkHapoaHi KJIHIYHI HACTAHOBH Ta HACTAHOBH HAYKOBHUX TOBAPHUCTB
IHIIKMX KpaiH:

1. KepiBHuITBO 10 JiKyBaHHIO MyKomnoJicaxapuno3y I tuny. bpa3zuuis, 2009
pik (Guidelines for the Management of Mucopolysaccharidosis Type I, 2009)"".

PexomeHnamii miArOTOBIGHI TPYyMNor eKcrnepTiB bpaswmii 1mono BeneHHS
nartieHTiB 3 MIIC I tumy.

Crneundiune JiKyBaHHS:

Yemimao mposenena TI'CK  moke 30eperté HEWPOKOTHITHBHI  (DYHKIII,
MOKPAIIUTH JIeAKl acCleKTH COMATHMYHOTO 3aXBOPIOBAHHS Ta CYTTEBO 3OUIBIIUTH
BikuBaHIicTh. Yepe3 pik micns ycmimHoi TI'CK cnoctepiraeTbcsi 3HUKHEHHS a00
3MEHIIIEHHS TeMaTOCIUICHOMETallli, XapakTepHoro ¢GeHOTUITy 00JIu94Ya, MaTOpyXOMOCTI
Cyrio0iB, amHOE€ yBI CHI, 3axBOproBaHb cepis, npurayxyBarocti. TI'CK
Manoe(eKTUBHA MpU 3axBoproBaHHSAX KICTOK. [lokpamenns B [[HC BinOyBaroThCs
noBuIbHINIE. Heliporcuxonoriyue BiTHOBIECHHS Ta MOIANBIINNA PO3BUTOK 3QJI€KATh Bijl
BiKy konu Oyna BukoHaHa TI'CK. BiaplIicTh MO3UTUBHUX €(QEKTIB BHHHUKAIOTH
IPOTSATOM NePIInX AeKiTbKoxX pokiB micist TT'CK Ta mokpamrytoTs sKicTh )KUATTs. OTHaK
3 4acOM CIIOCTEpIra€ThCs BIAJHOCHO BHCOKA YAacTOTAa BiITOPTHEHHS TPAHCILIAHTATY
(30%), mo Moxe mnoTpeOyBaTH TMOBTOpHOI TpaHciuiaHTalii. Kpim 1mworo
3aXBOPIOBAHICTh TAKOXK TOB’s3aHa 3 1H(HEKIIHHO-TIeYIHKOBUMH, CEPIICBO-JICTEHEBUMU,
reMOpariyHiMi, TPOMOOTHUYHUMHU  YCKJIaJAHEHHSIMH. [lOKa3HUKM  CMEpPTHOCTI,
noB’si3aHoi 3 TT'CK, mokparnuimcs 3 po3BUTKOM MPOTOKOJIIB TPaHCIUIAHTAIi. 3TiTHO
OCTaHHIX JIaHUX 3araJIbHUN piBEHb CMEPTHOCTI ckianiae 15%. [licns cTBopeHHS HOBOTO
TepaneBTuyHOro miaxoay o jgikyBanus MIIC I tuny, a came ®3T naponigazoro Oyino
MPOBEJICHO JICKiIbKa ITOCIIDKCHBb I OMHKH e(ekTuBHOCTI KomOiHamii P33T Ta
TI'CK. Ili mocmimxkeHHS MOKa3ajiu, 0 KOMOIHOBaHA Teparis NPUHOCUTH KOPHUCTH
NalleHTaM 3 TSDKKMM KIIHIYHUM CTaHOM, PECHIPATOPHUMHU Ta KapJl0JIOTTYHUMHU
3axBoproBaHHsAMU. JlikyBanHs nauieHTiB @3T no ta micig TI'CK no6pe nepenocunacs,
HE 3aBaXkaJia MPUKUBJIICHHIO TPAHCIUIAHTATY Ta HE 30UIbIIIYBaJia 3aXBOPIOBAHICTb MICIIS
TpaHCIUTAHTAIII].

1 hitps://www.dec.gov.ua/materials/chinnij-vipusk-derzhavnogo-formulyara-likarskih-zasobiv/

1 https://www.jpeds.com/article/S0022-3476(09)00675-1/fulltext
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Jlaponinaza BuxopuctoByeThcsi mis jikyBanHa MIIC 1 tumy 3 2003 poky.
Tpuaia ®3T napoHiAa30i0 BIJHOBIIOE JOCTATHIO AKTHUBHICTH (EPMEHTY IS
TiApOi3y HAKOMMWYEHOTO CyOCTpaTy Ta TMOMNEpPEePKeHHS HOro  MOAANIBIIOTO
HakonuyeHHs. KimiHIYHI nepeBaru jJapoHija3u BKIFOYAIOTh 3HIKEHHS TeraToMeraiii,
MOKPAIICHHS AUXajdbHOI (YHKIN{, MOKpamIeHHS 3MaTHOCTI J0 XOId, 301IbIICHHS
aMIUTITYIM pyXiB B CyIJI00ax, 3HWKEHHA TiNepTpodii JIBOro MUTYHOUKA, 30UIbILIECHHS
pOCTY, OKPAILIEHHS SIKOCT1 JKUTTA Ta 3HM>KeHHs BuauieHHs Al 3 ceuero. JlapoHinaza
HE MPOHUKAE yepe3 reMaroeHuedaniyauit 6ap’ep (B MiKyBajabHiN 1031), TOMY HE i€ Ha
HelpokorHiTuBHi mopymieHHs. Ockuipkn MIIC 1 Tuny € mnporpecyrounm
3aXBOPIOBAHHIM 3 JCSKUMHU HE3BOPOTHHMH O3HAKaMH, TO YMM paHille PO3MOYaTo
JIKyBaHHSI, TUM Kpallle TOTSHIIIHUI pe3ybTarT.

Kpurepii Bxmtouenns namientis 3 MIIC I tuny qist nouatky @3T (Oyab-skoro
BIKY):

1) nediuut akTHBHOCTI 0O-L-iaypoHima3u, MiATBEpKEHUH B 2 O10JOTTIYHUX
3pa3Kax, TeHOTHUITYBaHHS;

2) ax MmiHiMyM 1 3 kmiHiyHEX nposisiB MIIC I tumy, npo siki BiZoMo, Ha sKi
BruBae O3T:

- OOCTpYKTHBHE, PECTPUKTUBHE Ta  IHTEPCTHUIIAJIbHE pecripaTopHe
3aXBOPIOBAHHS, CHHIPOM aITHOE YB1 CHI/TIMEPITHOE;

- KICTKOBO-CYTJIOOOBI  TOpPYIIEHHS, SKI TMEPEIIKO/DKAIOTh PYXJMBOCTI  Ta
HE3aJICKHOCT1 B TIOBCSIKIEHHOMY JKUTTI;

- mopyieHHs 3 00Ky CeplieBO-CyJAMHHOI CUCTEMHU (MiOKapiomnaTisi, JIEreHeBe
ceprie).

Ha nanuii yac Hemae 1o0Ka3iB, sIKI BKa3ylOTh ab0 3amepeuyroTh JIIKyBaHHIO
namieHTiB 0€3 CUMIITOMIB, BUSIBJICHUX MIPU HEOHATAIbBHOMY 200 CIMEMHOMY CKPHUHIHTY.
i Bunajxu moBUHHI OyTH OIliHEeH1 komiTeToM criemiamicTiB 3 MIIC | tumy.

Kpurepii Bukimtouenns nauientis 3 MIIC I tuny quist mouatky ©3T:

1) BariTHICTb a00 TOyBaHHS TPYIIO;

2) HasSBHICTh HE3BOPOTHUX 3MiH, SKi HAWOUIBII BIPOTITHO MPHU3BEAYTH [0
CMEpTENbHOIO BHUMAJKY, HE3aJeKHO Bix JikyBaHHsA, 3 npuuuHu MIIC 1 tumy abo
CYNyTHBOTO 3aXBOPIOBAHHSI MIATBEPIKEHOTO JIEKIIbKOMA CHeIiaTiCTaMu;

3) Tskka moOiyHa peakiis (aHaQUIAKTUYHWA 10K, PU3UK CMEpPTi), SKYy
HEMOKJIMBO O€3MEYHO KOHTPOJIOBATH 3a JIOMIOMOTOI0 HEOOXIIHUX TEparneBTUYHUX
3ac001iB;

4) BUHUKHEHHS HE3BOPOTHHX Ta HEBWIIKOBHUX CYIYTHIX 3aXBOPIOBaHb,
I ITBEPKCHHUX JISKITbKOMA CIICIliaIiCTaMH.

Jleximpka MOCHIDKEHb MPOJEMOHCTPYBAIM TIIOTEHITIA TEHHOI Tepamii s
nikyBanHs mamieHTiB 3 MIIC 1 Ttumy, ocobmmBO 3 CTOBOYpOBUMH KIITHHAMH 3
KICTKOBOT'O MO3KY B SIKOCTI TKAHUHU-MIIIEH]1 JIs1 IPOBEACHHS T'€HHO1 Tepartii.

2. 3amicHa eH3uMoOTepamiss Ta/a00 TPaHCIVIAHTALIA TIeMATONMOETHYHHMX
CTOBOYPOBHMX KJITHH NPH BCTAHOBJIEHi AiarHo3y MykomoJicaxapuao3 I Tumy,

9
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pesyiabTatn €Bponeiicbkoro koHcencycy 2011 poky (Enzyme replacement
therapy and/or hematopoietic stem cell transplantation at diagnosis in patients
with mucopolysaccharidosis type I: results of a European consensus procedure,
2011)"%,

BuyrpimnsoBenna 3T napoHiia30t0 BUsBUIACS 0€3MEYHOI0 Ta €PEKTUBHOIO Y
naiieHTie 3 MIIC [ Tumy B mMpoKOMy [iana3oHi HIOJO BIKY Ta TSXKKOCTI
3aXBOPIOBAHHS, 3HAYHO TMOKPAIYIOUYM COMAaTUYHUM CTaH mainieHta. JlapoHingaza He
MOKe MPOHUKATHU 4Yepe3 reMaToeHlepaniunuii 0ap’ep y 3HaAYHIN KUIBKOCTI, TOMY He
norepe/kae 3HIKEHHsI KOTHITUBHUX (DYHKIIIH y Maii€eHTiB 3 TskKoro Gopmoro MIIC 1
tumy (cuaapom ['ypinep).

TI'CK € meToznom BUOOpPY y Hati€eHTiB 3 Ou1bII TsDKKUM ypaxkeHHs M LTHC. Bymno
MOKa3aHo, 1110 115 MpolieIypa 30epirae IHTeNIEeKTyalbHUN PO3BUTOK, KO BUKOHYETHCS
Ha paHHIX cTafiax 3axBoproBaHHsA. Ha ganuit yac TI'CK nokaszana [j1s Maii€eHTiB 3
kKoo popmoro MIIC 1 tumy (cunppom I'ypnep) y Bimi a0 2 pokiB Ta 06e3
KOTHITUBHUX MOPYIIEHb 200 3 TOMIPHUMH KOTHITUBHUMU MOPYILIEHHAMHU (KOe(IieHT
po3Butky DQ>70). IIpouenypa TI'CK mnoB’s3aHa 13 3HAYHUM PHUBUKOM
3aXBOPIOBAHOCTI Ta cCMEPTHOCTI. OJTHAK B OCTaHH1 POKU CMEPTHICTS, 1oB’s13aHa 3 TT'CK
3HM3UJIACS, a MBUAKICTh MPUKUBIICHHS MOKPAIIWIACA, B PE3YyJIbTaTl YOTO MOKa3HUKHU
BMKMBAHOCTI 3 MPHKUBJICHHSAM JOHOPCHKHUX KIITUH mepeBuurye 90%. Kpim Toro
JapoHia3a BCE YaCTIIIE BUKOPUCTOBYETHCS B SIKOCTI aJ FOBAHTHOI Teparii mepen
TI'CK mu1st mokpaiiieHHs KJIIHIYHOTO CTaHy Mepe]] TPaHCIUIAHTaIlI€l0.

OpHak 3 TPUYMHM PIJIKICHOCTI I[LOTO 3aXBOPIOBAHHS HA JaTy HAMHCAHHS JaHOTO
€BponencrKoro KoHceHcycy Oyno mpoBeneHo Tutbku omne PKJl momo BuBYEHHS
edektuBHOCTI  nmapoHimasu.  EdexrtmBuicth  TI'CK  omiHmoBajmacs — TIIbKH
PETPOCTICKTHBHUM aHAN30M KOTOPT, Ta HE MPOBOIWIOCS JOCHIDKEHb, SKI 0O
MOPIBHIOBAJIM OOMABI METOIUKH.

Pexomennaiii:

- pimieHHS Tpo BHOIp JiKyBaHHS, MOAU(]IKYIOUOTO 3aXBOPIOBAHHS MAIli€EHTa 3
MIIC I Tummy moBUHHO MPUWMATHCS KOJIEKTHBHO. B 1110 KOMaH1y TOBUHHI BXOJHUTH SIK
MIHIMYM JIiKap MO JIKyBaHHIO METa0ONIYHHUX 3aXBOPIOBAHb, JIIKAP-TPAHCIUIAHTOJIOT
KICTKOBOTO MO3KY Ta HEHPOIICHUXOJIOT, sIKi MatoTh JocBif JikyBaHHs MIIC I tuny;

- TCHOTHIT TTOBUHEH OYTH BCTAHOBJICHUH I Yac IMOCTAHOBKH JiarHO3y y BCIX
naiieHTiB 3 MIIC I tTuny, ocKiIbKU 11€ MOXE JOTIOMOTTH B MPUUHSITTI PIllIEHb 1010
CTparterii JIKyBaHHS,

- TI'CK € HaWkpaiiow CTpaTeri€elo JiKyBaHHS TMAIll€HTIB 3 JI1arHO30M
BCTAHOBJICHUM 10 2,5 POKIB Ta SKi MarTh nepeadadyBaHUi cuHIpoM ['ypiep
(HasBHICTH KJIIHIYHUX O3HAK Ta CUMIITOMIB, XapaKTepHUX sl cuHiapomy ['ypiep,
TOOTO (PEHOTUNOBHI JiarHO3, 3aCHOBaHMI Ha KIIHIYHIA eKkcrepTusi), Ta/abo
TOMO3UTOTHICTh 200 CKJIaJIHY T€TEPO3UTOTHICTh MO0 MYTaIlii OB’ I3aHUX BUKJIFOYHO
3 TsoKkUM (penotunom. O3T He € edekTuBHOIO y 3anmo0iraHHI HEHPOKOTHITUBHOTO

12 https://ojrd.biomedcentral.com/articles/10.1186/1750-1172-6-55
10
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3HIDKEHHS Y TIAIIEHTIB 3 CUHAPOMOM ['ypiiep, OCKITbKH peKOMOIHAHTHHIM (PEPMEHT HE
nojojae remMatoeHnedaniyauil 6ap’ep y IOoCTaTHIN KUTbKOCTi. PaHHEe jniKyBaHHS 3a
normomororo TI'CK moske 30epertu KOrHITHBHI (YHKII Ta MOXE IMOJETIIUTH a0o
3armo0IrTH IeIKUM COMAaTHYHUM MPOSIBaM 3aXBOPIOBAHHS;

- TT'CK y nanienTiB 3 Tsokkoro popmoro MIIC I tuny (cunnpom ['yprep) Ouabi
yCHIIIHA, SKIIO BUKOHYETHCS paHille, ii CJliJl BAKOHYBATH, SIK TUTbKM COMaTUYHUI CTaH
JI03BOJISIE IPOBECTHU POLEAYPY;

- mitu 3 MIIC I tuny Ta mporpecyrounMm 3axsoptoBanHsm L[IHC (DQ<70) 3
MEHIIOI BIPOT1IHICTIO OTPUMYIOTH KOPHUCTH BiJ TpaHCIulaHTamii. OaHak He ciif
HAJMIpHO MOKJIAJATUCS Ha OLIHKY PO3BUTKY AiTei Monoamoro Biky 3 MIIC I tumy;

- uist Oyab-sikoro narienTta 3 MIIC I tuny cepennboi TskkocTi (cunapom I'ypiiep-
letie) Ta ypaxenusm LHHC, moxxHa po3risinyTr MoxiuBicTh niposeaeHHs TI'CK npu
HasIBHOCTI BIJMOBIIHOTO JOoHOpa. OIHAaK Ha JaHUN Yac HeMae JaHUX MPo ePEeKTUBHICTD
TI'CK y nmaiieHTiB 3 JaHUM CHHIIPOMOM.

- Bci marienta 3 MIIC 1 tuny (B ToMy uucnhi Ti, KoMy He Oyia mpoBelIeHa
TpaHCIUTaHTaIis a00 Maja HeBJAady) MOXKYTb OTpUMaTH 3HauyHy Kopucth Big D3T,
OCKUIIBKH 11€ MTOKPAIUTD JIeSIKI COMAaTUUHI CUMIITOMHU 3aXBOPIOBAHHS;

- ockinibku edekTuBHICTh 3T MiABHIYETHCS, KO PO3MOYUHATH 11 B pPAHHBOMY
BiIli, 11 CJTiJ] TOYMHATH BiJpa3y ITiCIIs IIOCTAHOBKH J[1arHO3Y;

- nauieHTy, skuM npuszHadena TI'CK, moxyTps orpumatu kopucts Big @3T nepen
TI'CK, OCKIJIBKH 1€ MOKE MOKPALIUTHU KJITHIYHUN CTaH HallleHTa.

3. IlokazanHa [0 AayTOJIOTiYHOI Ta  AJIOTEHHOI TPAHCIJIAHTALII
reMONMOCTUYHUX KJITHH: PpeKOMeHAalil AMEpPHMKAHCbKOI0 TOBapHCTBa 3
TPaHCIIAHTANil KPOBi Ta KiCTKOBOro Mo3Ky, 2015 pik (Indications for Autologous
and Allogeneic Hematopoietic Cell Transplantation: Guidelines from the
American Society for Blood and Marrow Transplantation, 2015)".

AMepuKaHChKE TOBApUCTBO 3 TPAHCIIAHTAIll KPOBI Ta KICTKOBOTO MO3KY Yy
BIJIMOBI/Ib HA MOTPeOy, BU3HAUCHY MAIll€EHTaMH, MMOCTAYAIbHUKAMH, TUIATHUKAMHU Ta
MOJIITUKAMU, 3acHyBaJio PobOouy rpymy s (GopMystoBaHHS KOHCEHCYCHUX
pexoMeHaIii moao KriHivanX nmokazans s TI'CK, BpaxoByroun 10ka30Bi 1aHi.

3a 1aHMMU AMEpPUKAHCHKOIO TOBAPUCTBA 3 TPAHCIUIAHTAIllT KPOB1 Ta KICTKOBOTO
MO3KYy aiTsiM 110 18 pokiB nipu jikyBanHi MIIC 1 3a HasgBHOCTI HEOOXITHUX MOKa3aHb
pexoMeHoBaHO BHKOHYBaTH anoreHHy TI'CK Ta He pexkomeHJOBaHa ayTOJIOT14HA
TI'CK.

JlomatkoBO YTOBHOBaXCHHM OpPraHOM 3HakjcHI myOsikaiii IiaroToBIICHI
npodiTbHIME cremiamicramu 3 BeaeHds MIIC mo/10 1iarHOCTHKY, KITIHIYHUX MTPOSBIB
Ta Cy4aCHHUX METO/IIB JIIKYBaHHS.

1. MyxkomnoJaicaxapuno3 I tuny. bpa3uuis, 2020 pik (Kubaski F, de Oliveira
Poswar F, Michelin-Tirelli K et al. Mucopolysaccharidosis Type I. Diagnostics

13 https://higherlogicdownload.s3.amazonaws.com/ASBMT/43a1f41{-55cb-4¢97-9¢78-
c03e867db505/UploadedImages/Indications_for Auto_and_All.pdf
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(Basel). 2020 Mar 16;10(3):161. doi: 10.3390/diagnostics10030161. PMID:
32188113; PMCID: PMC7151028)".

Pekomenpanii miAroToBiIEHI TIpynorw ekcrnepTiB bpaswmii momo BeaeHHs
namieaTiB 3 MIIC I tumy.

TepaneBTUYHI MIXOAU 0 JIKyBaHHS.

1) Ilepma TT'CK npu nikyBanus MIIC 6yna Bukonana B 1980 pori. Ha ganuiit vac
TI'CK € 3010TuM ctanmaptoMm JikyBaHHS Tsokkoi dopmu MIIC 1 tumy (cunmpom
['ypnep). Lro mpouienypy HEOOX1THO MPOBOAMUTH K MOXKHA paHilie — 10 2,5 pokiB Ta
PO3BUTKY TSKKHUX KOTHITUBHUX MOPYUIEHb, OCKUIBKH JJIs1 TOrO 100 KIITUHU OTPUMAaHI
B1Jl IOHOpPA, JoCATIIM HeoOX11HOi KoHleHTpaiii B [IHC Ta 3aMiHmIM icHYI0U1 KJIITUHUA
rimi Moxe 3Hagooutucs Outa 1 poky. Ouikyerbes, mo TI'CK mokpamuTs KiIiHIYHI
nposisu MIIC 1 Ttumy, BKIIIOYalOUM 3HUKEHHS PYXJIMBOCTI CYrjoOiB, 30py, CIyXY,
GyHKILIT cepleBO-CyAMHHOI CUCTEMH, OIpyOIHHSI pUC 00IMYUsl, OOCTPYKIIIIO BEPXHIX
IUXANBbHUX LUISXIB, TUXalbHy QyHKLII0, renaTocmieHomeraniio. TI'CK Takox moxe
cTaburizyBaTd abo0 mMoOmepeAauTH Tiapoledanito Ta MONEPEAUTH MOTIPIICHHS
NCUXOMOTOpHUX (PyHKIIH. OHAK BaXKJIMBI BIAMITUTH, IO I METOJIUKA JIIKYBaHHS HE
3/1aTHAa CYTT€BO CKOpEryBaTH KJIIHIYHI MPOSBHU 3aXBOPIOBaHHS B KICTKaX a00 POTiBIIL,
aHoMayii cepreBUX KjamaHiB ab0 KOTHITHBHI Ta IHTENEKTyallbHI e(ekTH, sKi
po3sunysmcs panimie. Jloctym qo IIHC ta xopekiris MeTabomi3My B HEpBOBIH TKaHUHI
€ OCHOBHOIO TpuunHO0 TOro, mo TI'CK BBakaeThcsi METOAOM BHUOOPY TIPH TSKKIH
dopmi MIIC I tuny (curapom ['yprep), OCKiIbKA BHYTPIIIHHOBEHHE MPU3HAYCHHS
@3T ne nonae rematoeHuedaniunnii 6ap’ep. EdpexruBnicts TT'CK 3anexuth BiJ piBHSI
aKTUBHOCTI (PEPMEHTIB, SKIM JOCATAEThCA TMICAsA TPAHCIUIAHTALll, IO HaMpsaMy
MOB’SI3aHO 3 TUIIOM JOHOPCHKHMX KIITHH Ta XiMepuzMoM. Ha croroani Oiunbme 1000
naienTiB 3 MIIC orpumanu TI'CK B sxocti nikyBaHHS. [IpodinbHi 1eHTpH
MOBIJOMJISIIOTH PO BUKUBAHICTh TpaHcIiaHTaTiB y 90% narientis 3 MIIC I tuny.

Hemae emmnoi mymxu mono BukopuctanHs TI'CK s mikyBaHHS JIETKOi Ta
cepenuboi popmu MIIC 1 tuny (cunapom [ypraep-llleite Tta cunmpom Ileiie) 3
OPUYMHKA X TOBLUIBHINIOTO MPOTPECYBaHHS, OUIBIIOI TPUBATIOCTI KUTTS MAIll€HTA,
MEHIIIe BUpaK€HUX a00 BIJICYTHIX KOTHITUBHUX MOPYILIEHHb, OCOOIUBO 3 ypaxyBaHHIM
nocryrmHocTi @3T. Tum He MeHm, ctpareris BukopuctanHs meromuku TI'CK mis
JikyBaHHs jerkoi Ta cepeaaboi dopmu MIIC [ Tumy BUKOpHCTOBYBanach B JCSIKUX
KpaiHax Ta MEeperyialaeThCsi y 3B 53Ky 3 BUCOKOIO BapTicTio MoxuTTeBoi D3T y
NOpIBHSAHHI 3 oAHokpaTtHOw mnpoueayporo TI'CK. JIskyroun HOBUM MpPOTOKOJIaM
KOHJUII0HYBaHHS TPaHCIUIAHTALllsl cTajia OLIbIl O€3MEYHOI0, X04a PU3HK YCKIIAHEHb
BCE 1€ 3aTUIIAETHCS.

2) ®3T € yacTuHOIO cTaHAApTY JikyBaHHs nauieHTis 3 MIIC 1 tumy. Ii moxna
BUKOPHCTOBYBATH B SIKOCTI MOHOTEpAITii, a00 B IKOCTI a/1’ FOBAHTHOI TEparii 0 Ta micis
TpaHCIUTAHTAI] y TaIi€HTIB 3 TsDKKOI0 popmoro MIIC I tumy (cunmpom I'ypiep). Ha
JaHWI Yac JIApOHi/la3a € €IMHUM JOCTYIHHUM JIIKapChbKUM 3aco0oM. B HemomaBHO

14 https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7151028/
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onpuitogHeHoMy KokpaHIBCbKOMY OTJIsifll, B sIKMWA Oyiio BKIIOYEHO | JOCTIIKEHHS,
MOKAa3aHo JOCTAaTHRO JOKA3iB, IO JIApOHiAa3a e(peKTUBHA B TTOKPAIICHH] O10XIMIYHUX
Ta (QYHKI[IOHAJILHUX TIapaMeTpiB, X04a JIJIsl OIIHKU ii TOBTOCTPOKOBOI €(heKTUBHOCTI
HEOOXIHI JOJATKOBI MOCHIDKEHHA. 3a pe3yibTaTaMu BIIKPUTUX OOCEepBaIliiHUX
JOCHI/UKEHb TPHUBAJE JIKyBaHHSA JIAPOHINA30K0 MOXE MPU3BECTH JIO CTIMKOIro
MOKpAIICHHs, ajle HEe 10 HopMaJji3alii OloMapKepiB B IJIa3Mi Ta Cedl, a TaKoX [0
MOKpaIllleHHs] 0araTboX MOKa3HUKIB (00'€eM MEYiHKM, J1ama30H pPyXiB IUieYa, TECTH
IUXalbHO1 (PYHKIT), ajie pe3yJabTaTd WLI0JI0 YPaKEHHS CEepLEBHX KIAMAHIB,
MOMYTHIHHS POTiBKH, CKEJIETHUX MPOSBIB — CYIIEPEUJIUBI.

YTBOpPEHHSI aHTUTUI O JIAPOHIJIA3M CIIOCTEPIraeThCsl Mailke y BCIX MALlIEHTIB,
BHUCOKI TUTPHU aHTHUTLI caMi 110 co01 He BKa3yIOTh Ha 3MEHIICHHS KI1HIYHOI BIAMOBIIL ¥
MaiOyTHbOMY. OJTHaK OyJI0 TOKA3aHO, 10 HASBHICTh 1HIOYIOUMX aHTUTLIT KOPEIIOE 3
OUTbII BUCOKMM CHIBBIIHOIIEHHSM JIepMaTaHCyJIb(aT/XOHAPOITUHCYIbAT, IO
OB’ S13aHO 3 TSDKKICTIO MOPYIIIEHDb JUXaHHS YB1 CHI.

OcHOBHUM OOMexeHHSIM BHYTpiliHbOBeHHOT P3T € He3maTHICTh Y JOCTaTHIN
KUTBKOCTI JloJIaTh TemaToeHnedamiunuii 6ap'ep. Xoua Oyno mnokazano, mo O3T
MOKpalrye aHoMajii 017101 pe4OoBHHHU Ta MEPUBACKYJISIPHUX MPOCTOPIB Y MAIIEHTIB 3
cungpomamu ['ypaep ta [yprnep-llleite, ®3T HegocTaTHbO [Js MONEPEIKEHHS
Helponerenepairii y nariedTiB 3 MIIC | tumy, 1o miakpecitoe HeOOXiAHICTh OIIYKY
HOBHUX METOJIUK JIIKyBaHHS.

3) BwuytpimnboBenna @®3T (fusion protein) — nOpoHHUKarOya 4Yepe3
rematoeHuedaniuauii  6ap’ep  a-L-imypoHimaza  go3Bommwia O BIOPOBAIUTH
HE1HBAa3UBHUM TepaneBTUYHUM BapiaHT jdikyBaHHs cuMmnToMiB LITHC npu MIIC I tumy.
Ha nmanwmit wac mpoiinum pociimxenus [ ta Il ¢a3 valanafusp alpha, ne mpemapar
MOKa3aB CBOIO KOPUCHICTh, Hapa3i JOCIIHPKEHHS TPUBAIOTh.

4) Inrtparekanbna ®3T — Beemenns O3T 3a pgomomoror 1H’eKuli B
CIIMHHOMO3KOBHUI KaHai a0o B cyOapaxHOiTaIbHUN TIPOCTIp.

5) I'erna Tepamnisi — 1OCHII)KEHHS TPUBAIOTb.

6) MonekynsipHa Teparis — pe4OBUHH, SIKI MOXKYTh 3MIHIOBATH Jerpajalito ado
cunte3 'Al’ Ta mpoHUKAOTh Yyepe3 reMaroeHiedaniyauii 6ap’ep.

2. MykomnoJaicaxapuao3 I Tumy: cy4yacHi MeTOAH JIiKyBaHHSI, 00ME/KEHHS Ta
nepcrnektusu nokpamenns. CIIA, 2021 pik (Hampe CS, Wesley J, Lund TC et
al. Mucopolysaccharidosis Type I: Current Treatments, Limitations, and
Prospects for Improvement. Biomolecules. 2021; 11(2):189.
https://doi.org/10.3390/biom11020189)'°.

Meroau miKyBaHHS:

- AnorenHa TI'CK BBa)ka€eThCsl 30JJOTUM CTaHAAPTOM JIIKYBaHHS TSHKKOT (OpMHU
MIIC I tunty (cunapom ['yprep) Ta Moke MOJETTIUTH PAJl CAHMITOMIB 3aXBOPIOBAHHS
Ta TIOIOBXKUTH TPUBAIICTh )KHUTTS MAIlIEHTA, 0COOJMBO, SKIIO MPOIIeaypa BUKOHYETHCS

13 https:// doi.org/10.3390/biom11020189
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710 2 POKIB Ta /IO MOYATKy KOTHITUBHUX MOPYIICHb. B IIOMy BMKHWBaHICTh 3HAYHO
MOJIOBXKYEThCSL Ta Tpu paHHboMy mnpoBefeHHI TI'CK wmoxnuBo crabunizyBatu
3HIDKEHHSI HeHpokorHiTuBHUX GyHKIINH. Onnak kmHigHA KopucTh TI'CK Bapitoe mix
Mali€eHTaMy Ta HaBiTh MIXK PI3HUMH OpraHaMH OJIHOTO M TOTrO K maIlieHTa. BaxxiuBo,
o TT'CK moxe nmonepennuTty, aje He 3HaYHO MOKPAILUTH 1CHYIOU1 KJIIHIYHI POSIBU B
KiCTKax, poriBii, cepreBux kiamaHax Tta [IHC. VYjpockoHalieHi pexumu
MI€JI0a0JIATUBHOTO ~ KOHJUIIIOHYBAaHHS, JOCTYMNHICTh CYMICHOTO JIOHOpa Ta
MOKpAIICHHs MIATPUMYIOUO0i Teparnii 3HaYHO 3HU3WIHM PIBEHb CMEPTHOCTI, MOB’ A3aHUI
3 TI'CK npu MIIC I Tumy npoTsSroM OCTaHHIX IeCATUNITh. JlOCATHEHHS HaWKpalux
pe3ynbTaTiB y naiieHTiB, aki npoinun TI'CK, 3anexuts Big OaraTbox (akTopis,
BKJIFOYAIOUH BIK PEIUITIEHTA, ICHYIOY1 ITPOSBU 3aXBOPIOBAHHSI, HASIBHICTH B1JIMOBIAHOTO
noHopa Ta mxepeno Tkanuuu s TT'CK.

- O3T (;1aponinaza) nmokaszana cBowo edextuBHicTh pu MIIC I Tuny ta nodpe
MEPEHOCHUTHCS MALIEHTAMU, aJIe IOTHXKHEB] 1HPY31i HOTPEOYIOTh JEKUTBKOX F'OJIMH, 1110
MOCUJIIOE TATap XBOpPOOM y MAI€EHTIB Ta iX ciMeil. [HIIMNA TOMOBHUM HEMOIK
3aKJII0YAETHCS B HU3bKOMY P1BHI IPOHUKHEHHS PEpMEHTY uepe3 reMaroeHuedaniyuui
Oap’ep Ta HeepeKTUBHINA JTOCTaBIl B O€3CYIMHHI TKaHWMHU. BiAMOBITHO KOTHITHUBHI
byHK1ii, nedopmaliisi CKeIeTy Ta FOCTPOTa 30py HE MOKPAILYIOTHCS BiJ] BAKOPUCTAHHS
miei tepamii. Y OuibmocTi namieHTiB (10 90%) BupoOmsitotees antutina (IgG) mo
JApOHIJA3H, 10 MOKE BIUIMBATH Ha aKTUBHICTH (epMeHTy. He nuBnsiuuch Ha Te, 110
®3T He pekOMEeH/JIOBaHA B AKOCTI €IMHOIO METOJNy JiKyBaHHA cuHApomy ['ypiep,
koMOiHamis @3T 3 TT'CK moxe mMatu mepeBaru nepesi KOKHAM OKPEMUM METOJIOM
nikyBanHus. [Ipuznauenns @3T nepex TI'CK mo3uTuBHO BITMBA€E HA KIIHIYHUNA CTaH
narienta. @3T Moke HagaTH AOJATKOBHMA Yac MAIIEHTY JUIS MOUIYKY BiIIMOBITHOTO
nonopa miss TI'CK, tomy ®3T wacTo mpu3HAYarOTh OJpa3y MIiCIsl BCTAHOBJICHHS
niarHo3y. BaxnuBo BiamiTUTH, 10 BuUKopucTaHHd P3T He Oyno mnoB’si3aHo 3
3HIDKEHHSIM MIBUAKOCTI TPWIKUBJICHHS TPAHCIUIAHTATy, a TOCHiAyroua Mpoueaypa
TI'CK npuszBoguna a0 ociabieHHsT YTBOPEHHS HEUTpaNi3ylOuuX aHTUTLI 10
napoHifazu. binbmie Toro, 3HMkeHHs koHueHTpauii ['AI' B pesynbrati ®3T no
npoeaeHass TI'CK moxpamrye mpuKUBICHHS TpaHCIUTaHTaTy. [loBimomiisiocs, 1o
oesnepepsHa 3T micns TI'CK 3HMXKYE TATap MOJANBIIOTO MEepediry 3aXBOPIOBAHHS.

ExcriepuMeHTaIbH1 METOIM JTIKyBaHHS:

- 3menmeHHs cyocrpary (I'AD);

- npumBuAMeHHS aerpanaiii Al

- IPOTHU3aNalbHa TEparis;

- iHTpanepeOpoBeHTPUKYIsIpHA Ta iHTparekanbHa D3T;

- BHYTpiIHbOYTpoOHE JikyBanHs D3T;

- iepeMilieHHs pepMeHTy yepe3 remaToeHuedaniunmii 6ap’ep;

- MOJIEKYJISIpHA Tepamisl.
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[Tin wac mpoBenennst aepxkaBHoi OMT 3a ckopoueHOIO MPOIEAYpOr0 Oyu
3Haiineni Pexomenmamii Jlemapramenty oxopoHu 3a0poB'ss ABcrpamii IIporpama
“JIika, o PpATYIOTh KUTTHA” - Mykomosaicaxapuno3 I tumy — JlemaprameHTt
oxoponu 310poB's ABcrpadii, 2020 poxky (Guidelines for the treatment of
mucopolysaccharidosis type I disease (MPS I) through the Life Saving Drugs
Program)'®

Ili pexomeHpalii MICTSTh 3arajbHi, MOYAaTKOBI Ta MOTOYHI BUMOTH IIOJIO
OTPUMaHHS AOCTYIy A0 JIIKapchbKOTo 3aco0y napoHinasza s dikyBanHa MIIC I tumy
B pamkax [Iporpamu “Jliku, mo psATyoTh XuUTTs (maii - [Iporpama).

MenukaMeHTO3He JIKyBaHHS 3a JepXaBHI KomTH B pamkax [Iporpamu,
JNOCTYIIHE JJIs Nami€eHTiB 3 miaTBepaxkeHuMm aiarHozom MIIC I tuny (cunapomom
I'ypnep-Leiie), nenoctynue ans namieHTiB 3 MIIC I tuny (cunapomom ['yprnep Ta
cuaapomowm llleiie).

3apa3 icHy€ OJIMH JIIKapChKu 3aci0, sIkuii MO’KHA OTpUMAaTH B paMkax [Iporpamu
st nikyBanas MIIC VI tunmy. MixkHapoHa HETaTeHTOBAaHA Ha3Ba IIOTO JIIKAPCHKOTO
3aco0y J1apoHijiasa.

MakcumanbHa 71032 JIapOHiJa3M, sIKy MOXHa OTpuMaTu B pamkax [Iporpamu,
ctanoBuTh 100 OJI/KT HaA THXKICHB.

3aranbHi kBadiQikaliifHi BUMOTH: MaI[l€EHT MOBUHEH BIANOBIATH MOYATKOBUM 1
MOTOYHUM KpPHUTEpIAM HPUUHATHOCTI, SIK JI€TaJbHO ONKMCAHO B JOKYMEHTI; Oparu
y4acTh B OIIHIII €()EeKTUBHOCTI JIKApPCHKOro 3aco0y IUISIXOM MEPIOAUYHOI OI[IHKU
3T1IHO 3 IUMH PEKOMEHIalisIMU, a00 MaTu NPUHHATHY IPUYMHY HE MPUAMATH y4acTi
y TIep1OAUYHIN OLIHIN; HE CTPaXAaTH BiJ Oy Ib-sIKUX 1HIINX 3aXBOPIOBaHb, BKIIFOYAIOUN
yckinaaHeHHss abo nHacmigku MIIC [ tumy, siKi MOXYTh TOCTaBUTH MiA 3arpo3y
e(eKTUBHICTh METUKAMEHTO3HOTO JIIKYBaHHSI.

Kpurepii BUKIIOYEHHS: TAIllEHTH 3 MiATBEp i KeHHM aiazHo3oM MIIC I tumy
(cunapomom ['yprnep a6o cunapomowm Illeiie); mamieHTH 31 3HAUHUMH TPYIHOIIIAMH B
HaBYaHHI Ta/ab0 HEBPOJOTIYHUMHU CUMIITOMAaMHU, sIKi BKa3yloTh Ha cuHapoM ['yprep;
TAIIEHTH 3 HASBHICTIO 1HIIIOTO HEOE3MEYHOTO JIUIS KUTTS a00 TSKKOTO 3aXBOPIOBAHHS,
Ha JOBTOCTPOKOBHI MPOTHO3 SKOTO HaBpsn 4 BrutmHe D3T; maimieHTH 3 HasSBHICTIO
IHIIIOTO 3aXBOPIOBAaHHS, SIKE CTaBUTh Mif 3arpo3y eektuBHicTh P3T; marieHTH, sKi
OepyTh y4acTh B KITHIYHUX JOCIIJPKEHHSIX.

Hiarao3 MIIC I tuny (cunapom ['ypnep-llletie) moBuHeH OyTH MiATBEPHKEHUN
nedinurom ambda-L-igypoHimazun B JEeHKONMTAaxX 3a pe3yibTaTaMu aHajizy,
MPOBEJICHUM B aKpeIUTOBaHIM Jiaboparopii, abo y BHUMNAAKy OOCTEKEHHsS OpatiB i
CEeCTep Malli€eHTa 3 JIarHO30M - BUSBJIEHHS 2 MYTalliil, 10 TPU3BOIATH JO PO3BUTKY
3axBoptoBaHHs. ediuut anbda-L-inypoHina3u B OLIMX KPOB’SIHUX TUIbLSAX TOBUHEH
OyTH miATBEpHKeHH abo (epMEHTHHM aHai30M Yy KyJbTHBOBaHMX (piOpobdiacTax
MIKIpH, a00 BUSIBICHHSIM 2 MYyTalliid, [0 NPU3BOAATH 0 PO3BUTKY 3aXBOPIOBAHHS, Y
reni anbda-L-imypoHigasu.

1 https://www.health.gov.au/resources/publications/Isdp-mpsi-guidelines
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[TouatkoBi KpuTepii NPUUHATHOCTI JJIA JIIKYBaHHS JAPOHINA3010 BKIIOYAIOThH
YMOBH, III0 TAI[l€EHT TOBHUHEH MAaTH MPUWHAWMHI OJHE 3 HACTYIMHHX YCKJIAJIHCHb
cunapomy ['ypnep-Lleiie:

- TOPYILIEHHS JUXaHHS yBl CHI: MAalI€HTH 3 YacTOTOI AamHOE/TIMOMHOE >5
MOA1i/TOANHY 3arajlbHOr0 4acy CHy a0o Ouiblle 2 TSKKUX eMi30A41B jecaTypailii
(macuuenns kucHeM <80%) 3a mepioJ1 HIYHOTO CHY;

- Tectd PyHKIii quxanus: namieaty 3 GIKEII menme 80% BiJ MPOTHO30BAHOTO
3HAYCHHS;

- TOpyHIeHHS cepieBoi (YHKIiS: AUCPYHKINA MIOKapAy, TpO IO CBITYHUTH
3HIDKCHHS (PpaKIlii BUKUIY MEHIEe HiK 56% abo 3MeHIeHHs Qpakiii CKOpOUeHHS <
25%:;

- mopyieHHsT (YHKIIi Cyrjio0iB: y TNAalllEHTIB PO3BUBAETHCS OOMEXKEHHS B
Jlana3zoHl pyxiB cyrjo0iB Ouiblie HiX Ha 10° Big HOpMHM B IUIeYax, LW, CTETHAX,
KOJIIHAX, JIKTIX a00 pyKax;

- HEMOBJIATA 200 JITH Y BIilll 10 5 pOKiB: 3aIBU MOXKYTh OyTH MOJ1aH1 JJIsl HEMOBJISIT
Ta JIITEH, Y SIKUX 1€ HE BUHUKIU CUMITOMH, BIAMOBIAHI O KPUTEPIIB MPUHHATHOCTI,
onHak BctaHoBieHui aiarno3 MIIC I tuny (Hanpukiaa, METOAOM I€HOTHITYBaHHS) Ta
€ YITKMM MPOTHO3 MPOrPECYBAHHS 3aXBOPIOBAHHS, BPAaXOBYIOUM TMPOrPECYBaHHS
XBOpoOu OpaTa abo cecTpH, SIKi MarOTh aHAJIOTTYHE 3aXBOPIOBAHHS.

[TocTiitni kpuTepii MPUHHATHOCTI: JIKYIOYUH JIKap MOBUHEH MIOPOKY a0 |
TpaBHS T0JIaBaTH OKpeMy (hopMy MOBTOPHOI 3asBH, SIKIIO BiH Oa)kae, Mo0 MaIlieHT
MPOJIOBKYBAB OTPUMYBATH JIIKYBaHHS 3a JIep>KaBHI KOIITH B pamMKkax aaHoi [Iporpamu.
dopMa MOBTOPHOI 3asBM Ma€ MPOJEMOHCTPYBATH KIIIHIYHE TOKPAIIEHHS CTaHy
naiieHTa abo cTabiTi3alliio CTaHy Malli€HTa, a TAKOXX MOBUHHI OyTH HaJlaH1 JJOKa3H, 1110
MIATBEPAXKYIOTh NMOCTiHE paBo Ha JikyBaHHsI MIIC I tumy.

JlikyBaHHS 3a nep)kaBHI KOIITH B pamkax [Iporpamu Moxke MpOIOBKYBaTHCH,
SIKIIIO0 HE 3aCTOCOBYETHCS OJIHA a00 JICKUIbKA 3 HACTYITHUX CHUTYalliid: HEIOTPUMaHHS
HAJICKHUM YHWHOM CXCEMH JIIKyBaHHS, HEHAJaHHS JaHWX, KOMIH pe3yJIbTaTiB
TecTyBaHHsI Ta ejekTpoHHOoi Tabmui Excel mms MIIC I tumy, mo migTBEpIKYHOThH
e(eKTUBHICTh Teparii; Teparis He 3[aTHa MOJIETIIUTH a00 CcTallIi3yBaTh CUMITOMH
3aXBOPIOBAHHS; MAIIIEHT MAa€ CEpO3HI MOOIYHI peakilii, moB’s3aHl 3 1HPY3i€r0, IKUM
HEMOXXJIUBO 3amoOIrTH  BIJMOBITHOK MpeMEANKaIi€l0 Ta/abo KOPUTYBAHHIM
MBUAKOCTI 1H(DY31l; y marieHTa BUHUKAIOTh 3HAYHI TPYMHOIN 3 HABUYaHHAM Ta/abo
HEBPOJIOT1YHI CUMIITOMH 3aXBOPIOBAHHS, 1[0 BKa3y€ Ha PO3BUTOK cUHIpomy ['yprep;
y TIAIliEHTa PO3BUBAETHCS 1HINIE HEOE3MEUHE IS )KUTTS 200 TSHKKE 3aXBOPIOBAHHS, HA
JOBrOTPUBAIMI MPOTrHO3 sIKOro HaBpsa 4M BruimHe P3T; y marieHTa po3BUBAETHCS
IHIIUNA MEIUYHUM CTaH, IKUW MOXHA OOTPYHTOBAHO OYIKYBAaTH, IO MOCTAaBUTH i
3arpo3y BianoBiab Ha ®3T; yMOBH, 3a3HAYEH] B KPUTEPISX BUKIIOUYEHHS.

[Tomyx BTOpHMHHHX JHKEpesl JOKAa30BUX JAHUX MO0 MOPIBHSIBHOT KIIIHIYHOI
edeKkTUBHOCTI Ta Oe3NeKd JapoHina3u Ajid JiikyBaHHS nauieHtiB 3 MIIC I tumy
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npoBeneHo B 6azax manux PubMed, The Cochrane Library database Ta BpaxoBano
nonatkoBuit tuct MO3 Ykpainu, B skoMy Oy BU3HAYEHI TOIMYJIAIISA, IHTEPBEHITIS Ta
2 KoMIapaTopa.

B mmcti MO3 Big 20.06.2022 Ne 25-01/13739/2-22 3a3HaueHo 2 koMmaparopa —
TI'CK Tta mabikpama migrpumytoda teparis (gami-HIIT). BingnosigHo po3pobieno 2
MOIITYKOBI CTpaTertii.

Ilepwa cmpamezia noutyKy

3rifHo JaHuX YHI(IKOBAHOrO KIIHIYHOTO MpoTokony mnamieHtaM 3 MIIC 1
(cunapom ['ypnep) tuny, sskum mnanyerbest TT'CK, nHeo6xinno 3anpononysatu O3T 3
MOMEHTY BCTAHOBJIEHHS JlarHo3y. Tepamiio ciiJi MNpOAOBXKYBAaTH 1O IOBHOIO
NPWKUBIICHHS] TPAHCIUIAHTAHTY, Tichs mboro @3T mokHa MpUNUHUTH. Y 3B’SI3KY 3
IIUM B TIOIIIYKOBIH cTpaterii komnaparopom Oyae TI'CK + naponinasa.

Kainiune nuTanHsi: BU3HAYUTH €(EKTHUBHICTH Ta O€3MeKy JapoHida3u y
nopiBHsHHI 3 TT'CK B xomOiHaIii 3 1apoHifga3oro npu JikyBanHi namieHTis 3 MIIC |
THUITY.

HocaimkyBana nonyasimisi: aitu 3 MIIC I tumy.

HocaimkyBanuii Jikapcskuii  3acié: maponinaza (laronidase), 100 O[]
(mpubnuzno 0,58 mr) Ha 1 kr Macu Tia 1 pa3 Ha TUKAEHB LUISTXOM BHYTPIIIHBOBEHHOT
1HDY31i.

Menuuna Texnodorist nopiBusinasi: TI'CK + naponinasa.

OcHoBHI AocaiKyBaHi pe3yJbTaTH: piBeHb iiko3zaMmiHormikadiB (I'AD) y
cedl; pyXJUBICTh Cyri001B; BUKMBAHICTD; MOKa3HUKA HEHPOKOTHITUBHOIO PO3BUTKY;
aHTPOIOMETPIs (BUMIpP 3pOCTY, MacH TUJIa Ta OKPYKHOCTI F'OJIOBH).

Kputepii Bk/IIOYEHHSI: CHUCTEMAaTH4HI OIMIAAM 3  METa-aHali3aMHu
PaHAOMI30BAaHUX KIIIHIYHUX JIOCHTIKEHb, 10 BUBYAIHM €()EKTHUBHICTH Ta OE3MeKy
3aCTOCYBaHHs JIApOHiNa3u Uil JiKyBaHHsA mamieHtiB 3 MIIC 1 tumy; y Bumaaxky
BIJICYTHOCTI CHUCTEMATHUYHHMX OTJISAJIB Ta METa-aHali3iB B TMOWIYK JOJaTu
paHI0M130BaH1 Ta HEPAHIOMI30BaH1 KJITHIYHI JOCIIKEHHS, KOTOPTHI TOCIIIKEHHS.

KpuTepii BUKJIIOUEHHSI: JTOCTIPKCHHS HAa TBapWHAX, TOCIIDKECHHS BUITaI0K-
KOHTpPOJIb, IMyOJKalii MOBOIO, BIJIMIHHOi BIiJl aHTJINCHKOi, JITEpaTypHi OIJISAIH,
nyOJiKamii JOCHIKeHb, 110 HE BIAMOBIIAIOTH JOCIIIKYBAHOMY MHUTaHHIO Ta/abo
MO JISIIII.

KimrouoBi cmoBa momyky momo kommapatopy - TI'CK + maponigasa:
Mucopolysaccharidosis type I, Mucopolysaccharidosis I, Hurler syndrome, Quality of
Life, Alpha-L-Iduronidase, Laronidase, Enzyme Replacement Therapy,
Glycosaminoglycans, hematopoietic cell transplantation, transplantation, allogeneic
transplantation. Ilomyk miTepaTypu OyB OOMEXKEHHI aHTJIOMOBHUMHU CTATTSIMU Ta
NOBHOTEKCTOBUMHU MyOJiKAIISIMU Y BUIbHOMY JOCTYIIIL.

3a pe3ynbTaTamu MONIYKY 3TiJHO BU3HAYEHUX KpUTEpiiB y 0a3i nanux PubMed Ta
The Cochrane Library database Oymno 3nHaiineno 147 myOmikaiii, miciasi BUYUTKH
3aroyioBKiB Oyno BimiOpano 17 myOmikamiii [jisi mopanbmioro BuBYeHHS. [licims
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MOBHOTEKCTOBOT BUYUTKM 15 myOmikamiii Oyjo BIAXWIEHO 4Yepe3 HEBIIMOBIIHICTH
KIIHIYHOMY TuTaHHIO. [[ns mopanbmioro anamizy Oyno BigiOpano 2 myOmikariii
Eisengart et al., 2018'7 (o sBimnosimana PICO) ta Eisengart et al., 20138 (3 meroro
J01aTKOBOI 1H(popMarIii).

Metoro 00cepBaliifHOTO PETPOCHEKTUBHOIO JOCHIPKEHHS ONMHCAaHOTO B
nyomikamii Eisengart, et al.,, 2018 Oyna KibKiCHa OIlIHKa JOBIOCTPOKOBHX
pesynbTatiB 11 nanieHTiB 3 MIIC I tuny (cunapom ['yprep) ne nopiBHioetrbes O3 T,
TI'CK+®3T Ta BIACYTHICTH CUCTEMHOI Teparii.

B rpymy ®3T Oyno BkitoueHo 18 maiii€eHTiB, SKi IOBFOTPUBAJIO Ta BUKIIOYHO
orpumyBanu @3T 3 paHHBOrO BIKYy JO OCTAaHHBOI'O CIIOCTEpEXeHHsS abo cmepTti. Bei
nanieHTd otpuMmyBaid crannaptHy no3y ®3T. Ilamientu rpynu ®3T Biamosiganu
HAacTynHUM KpuTepism: kmHiuHuid niarHo3 MIIC I tuny (cungpom I['ypnep) Oys
MIATBEPAKEHUI TeHOTUITyBaHHAM; To4yaToK @3 T 10 5 pokiB Ta BIICYTHICTh B aHAMHE31
TI'CK.

B rpyny TI'CK+®3T 6yno BxitoueHo 54 mamienta 3 MIIC I tumy (cunapom
['ypnep), siki mepeHeciu TpaHcIianTarito nounHatoun 3 2002 poky. 42 narienta 3 54
orpumyBanu ®3T o Ta micis TpaHCIUTaHTAIl (B CEpeTHbOMY 8 THIXKHIB), pemira 12
naiieHTiB He oTpumyBau O3T.

B rpyny 0e3 mikyBaHHS Bxoauio 21 mauieHT, sKI HE OTPUMYBAIM HISKOTO
JiKyBaHHS 3 npuuuHU BiACyTHOCTI noHOpiB Juisi TI'CK B uwacu xomu D3T mie He
BUKOpuUcTOBYBaiM ais jdikyBanHga MIIC I tumy.

Kpim Toro no 1 mamieHTy 3 KOXHOI IpyINH JIKyBaHHS OTPUMYBAJIU JIKYBaHHS y
BiIll CTapiie 5 pokKiB, TAKUM YMHOM iX OYJIO BIIHECEHO B rpymny Oe3 JIIKyBaHHS, 11100
B1I0Opa3UTH iX KIIHIYHUWA CTaH 0e3 JIIKyBaHHS B mepill 5 pokiB KUTTA. OnHOMY
naienty B rpyni ®3T Oyna mposenena TI'CK y Bimi 3 pokiB, Tomy Horo Oyio
BijiHECeHO 10 Tpynu O3T.

JlocmipkyBaH1 KIHIIEBI Pe3yJbTaTH: BH)KMBAHICTh Ta HEBPOJIOTIYHA IMATOJIOTIS
(po3BuUTOK Trigpouedainii Ta KOMIpecis MMHHOrO BIAJUTY CIMHHOIO MO3KY). Bcim
narieHTaM OyJio MPU3HAYEHO XIpypriuHe BTPYUYaHHS 3 MPUBOJY Tifapoiedanii Ta/abo
KOMIIPECisl MIMIHOTO BTy CIIMHHOTO MO3KY (3a BuKIItoueHHAM 2 B rpymi O3T, sxum
BOHO Oyno mportunokazano). B rpymi ®3T uepe3 npomycku AOCHIHKEHb OYJIO0
BUKJIFOYECHO | TaIrieHTa 3 pe3yJbTaTiB MO0 Timpormedarii Ta 5 3 pe3yiabTaTiB 010
KoMIpecii MUHHOrO BIAALTY COUHHOTO MO3Ky. IlamieHTH y SKUX pO3BUHYIHUCS
rigpornedanis Ta KOMIPECis MUHHOTO BIAUTY CIIMHHOTO MO3KY JI0 TIOYAaTKY JIIKYBaHHS
TaKOoX OyJIM BUKIIIOUEHI 3 aHam3y (rigpouedarnis 2 mamieHTH).

CepenHiii Bk IaI[leHTIB HA MOMEHT JiKyBaHHs O0yB MeHInM B rpymi TT CK+®3T,
Hix B rpym @3T (1,5 poky Ta 2,6 poKiB BIMOBIHO), XO4a BIKOBI /Tiama30Hi JIKyBaHHS
Oynu oAHAaKOBMMHU B 000X rpynax. [[is Toro mo6 3poOUTH Irpynu NOPIBHAHHS OUIbII
CHIBCTaBHUMHU IIOJIO0 BIKY JIIKyBaHHS 3pO0JIEHO JOJATKOBHUM aHaIli3 3 0OMEXEHHIM 10

17 https://pubmed.ncbi.nlm.nih.gov/29517765/
18 https://pubmed.ncbi.nlm.nih.gov/22974573/
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BIKY 3 pPOKH, TICTIS I[LOTO CEpeIHIN BIK MPHU JIKyBaHHS CTaB OAHAKOBUH - 1,3 poku (53
narfieatu B rpymni TT'CK+®3T ta 10 B rpymi ®3T).

Pesynpraru:

- BwxuBanicte O0yna Hwkya B rpyni ®3T y mopiBasHHI 3 Tpymnoo TT'CK+®3T
(HR=2,6; p=0,033) ta Hmxua B rpymni 0e3 JIKyBaHHS y MOpIBHSAHHI 3 Tpynow ®3T
(HR=2,3; p=0,008). Pi3Huiss y BWXXHMBAHOCTI NpuU OOMEXEHHI BIKy <3 pOKIB
3aIMIITIIIACS SIKICHO TIO/1IOHOT0 I TpyIin 0€3 JIIKyBaHHA y MOPiBHAHHI 3 Tpynoro ®3T
(HR=2.,4; p=0,046) ta ans rpymu ®3T y nopiBasiaHi 3 rpynoto TT'CK+®d3T (HR=2,5;
p=0,089), ToukOBi OIlIHKK OynHM Maibke IMEHTUYHUMH, a pP-3HAYEHHS OYyJI0 TPOXHU
BUIIMM 4Yepe3 MEHIIWA po3Mmip BUOIpkU. Bwxupanicte micias 10 pokiB B rpymi
TICK+®3T cxmagana 83% (95%, CI Bin 73% mo 93%), B rpymi @3T 45% (95%, CI
B 21% no 70%) ta 10% (95%, CI Bix 0% no 23%) B rpymi 0e3 nikyBanHs. B rpymi
0e3 JTIKyBaHHsI CEpe/IHIM BIK HACTaHHS CMepTI ckiaaaB 6,4 poku, a B rpyni @3T 9 pokis,
el pe3ysabTaT CyTTEBO He 3MiHIOBaBcA (8,9 pokiB), sikuo O3T po3noyanu 10 3 pokiB.

- HeBposoriuna naronoris. CyMmapHa yacToTa BUNAJAKIB rigpouedainii yepes 14
pokiB B rpyni @3T cknanana 27% y nopiBusiaHL 3 0% B rpymni TT'CK+®3T (p=0,036).
CymapHa yacToTa BUNaAKIB KOMITPECii HIUHHOTO BTy CHUHHOTO MO3KY B rpymi ®3T
cknagana 51% y nopiBasiHHI 3 16% B rpymni TT'CK+®3T (p=0,039). O6MmexeHHS BiKY
HAa MOMEHT JIIKYBaHHS 70 3 POKIB CyTTEBO HE BIUIMHYJIO Ha pe3yjbTaTH: CyMapHa
gacTtoTa BUnaaKiB riapornedanii B rpyni ®3T cknanama 40% y nopiBasiaHi 3 0% B TpyTi
TI'CK+®3T (p=0,010), cymapna yactoTa BUNAAKIB KOMIpECii MIMIHHOTO BiAILTY
cnuHHOTO MO3KY B rpyri @3T cknamana 67% y nmopiBusHHI 3 16% B rpymni TTCK+®3T
(p=0,013).

KoroprHe peTrpocneKTUBHE IOCTIIKCHHS BHBYAE UYITKO BHU3HAUYCHE KIIIHIYHE
nutands, A Toro, mod rpymu TI'CK+®3T ta @3T Oynu 6kl MOpiBHIOBaHI 3a
BIKOM TIOYATKY JIKyBaHHs, OyB MPOBEACHUI aHaNi3 YyTIUBOCTI 3 OOMEXKEHHSIM BIKY
MOYAaTKY JIKyBaHHA 10 3 pokiB. KiliHiuHI pe3yJbTaTy 4iTKO BU3HAYEHI], & METO/] OLIIHKU
BTPYyYaHHS € HaJliHUM. Pe3ynbTaTu MpeACTaBlI€HI 3 PO3PaxOBAaHUMHU JIOBIPUYMMHU
iHTEepBaaMu. ABTOpPH 3asBJISIOTH MPO BIJACYTHICTH KOH(IIKTY 1iHTepeciB. 3
ypaxyBaHHSIM KIIIHIYHUX MIPKyBaHb, OILIIHKA BUKOPUCTAHUX METOIB, MyOsikaiis
Eisengart, et al., 2018 BignoBizae Oinbiocti kputepisim orinku SIGN 50, nane
KIIIHIYHE JTOCTIHKEHHS MPUHHATHOI METOO0JIOTIYHOT SKOCTI, € YiTKI JOKa3u 3B’S3KY
MDK BTPYYaHHSM Ta pe3yJbTaTOM, OTPUMaHI pPe3yJbTaTH MOXHA 3aCTOCOBYBATH
Oe3rocepeIHbO J0 IITLOBOT TPYIH MAIlieHTIB. B 11boMy mocmimkeHi Oysio moka3aHo,
mo mamieaTn, skuM npoeaeHo TI'CK+®3T matoTe kparili MOKa3HUKH BUKUBAHOCTI
gyepe3 10 poxkis y nopiBasiHHI 3 Tpynoro D3T (83% Tta 45% BiAMOBINHO), BITHOIICHHS
pusukiB moao0 BwxkuBaHOCTI B rpym DP3T y mopiBHsani 3 rpymoto TTCK+®3T
HR=2,6. A Takox cyTTeBO Kpami mokazHuku moxao narosorii [IHC, mamientn sxum
npoeneHo TI'CK+®3T uepe3 14 pokiB marote 0% BumagkiB rigpouedanii y
nopiBHsAHHI 3 27% B rpym ®3T. CymapHa yacToTa BUIAJKIB KOMIpPECIi HIMIHOTO
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BTy cimHHOTO MO3Ky B rpymi ®3T cknanana 51% y mopiBusiHHI 3 16% B rpyti
TI'CK+®3T.

MeTtoro 006cepBaliiHOr0 TOCIIKEHHS, IPECTaBIEHOro y myouikanii Eisengart,
et al., 2013 OGyno BuBuMTH BIUIMB BHYTpimIHbOBeHHOT ®3T Ha KOTHITHBHI QYHKIIT Yy
nauieHTiB 3 MIIC I tuny, cunapom I'ypnep, sskum npoBoasts TT'CK.

byno Bxmoueno 19 niteit 3 cunapomoM ['ypiep, ki OTpUMYBAIH JIIKYBaHHS
TI'CK, mounnaroum 3 2002 poky. 9 i3 nux AiTed oTpuManau KOMOIHOBaHY Teparliro
O3T+TT'CK (rpyna @3T+TI'CK) nounnarouu 3 2005 poky y Ciry»x01 TpaHCIUTaHTaIlii
KpOBI Ta KICTKOBOIO MO3Ky YHIBepcuTeTy MiHHECOTH Ta  TPOUILIH
HEHWPOIICHXOJIOTTYHY OIIHKY 110 Ta 4epe3 1 Ta 2 pokwu micis TpancmianTaiii. 10 giteit 3
2002 mo 2005 pik orpumyBanu jwmme TI'CK, Mamu omHakoBi OIIHKKA Ta
BUKOpHUcTOBYBaiucs s nopiBHsAHHA (rpyna TT'CK).

[Iporokon TI'CK s BCIX Mali€HTIB, KPIM TpPbOX, BKJIKOYAaB IOBHICTIO
Mi€J10a0IaTUBHUM TPOTOKOJI, BKIH0Yarouu 1ukinodocdamia (50 Mr/kr x 4 100081 1031)
Ta BHYTPIIIHbOBEHHE BBe/IeHHs Oycynbdany (1,1 MIr/Kr/no3y KoxHi 6 TOJUH NPOTITOM
16 103), 3 KOpUTYBaHHSM 703U OycCyJib(aHy 3a HEOOX1THOCTI. 3 MAIIEHTIB OTPUMAaJIU
PEXKUM TPAHCIUIAHTAIllT 31 3HUKEHOI 1HTEHCHUBHICTIO (BHYTPIIIHHOBEHHE BBEICHHS
oycynbsdany (0,5 Mr/kr/mo3a KoxkHi 6 TOJUH POTATOM 8 103), durynapadiny 35 mMr/m 2
moaHsA X 5 103 Ta 200 I'p 3aranbHOr0 OMPOMIHEHHS Tijla) Yepe3 3aHETIOKOEHHS 1010
MIJBUIIICHOTO PU3WKY Ha OCHOBI 3aXOJlIB TeEpea TpaHCIUIAHTAIl€n. YCi Il Tpoe
naiienTiB Bxoawm 1o rpymu TTI'CK.

[Mauientu 3 rpynu @3T+TI'CK orpumyBanu motuxkHeBy 3T, 1110 cTaHOBUIIO
10—14 o3 BHYTpIIIHKOBEHHOI JapoHiga3zu 0,58 Mr/kr mo TpaHcruiaHTaiii Ta 8 103
MICIIsl TPAHCIIAHTAITI1.

CrangapTHUI MPOTOKOJ HEHPOTICUXOJIOTIUHOT OIlIHKH, IKUH BUKOPHCTOBYBABCS
JUTSL BCIX TAITIEHTIB, K1 Mpoxoauiii oocrexxenns a0 Ta micis TI'CK, BkimrouaB oKy
KOTHITUBHOTO PO3BUTKY 3a JIOMIOMOrOI0 IKaad MaieHa paHHBOTO HaBYaHHS,
npuiiHaTux y Cnomydenux Illtarax aist miteit Bix HapopkeHHs 10 68 micsris. [lkana
Mannena nae BikoBy ctannaptHy ouinky (M=100, SD=15), Binomy sk Early Learning
Composite (ELC - koMmo3uTHWII TOKa3HWK HaBYaHHS B pPaHHBLOMY BiIll), IO
BioOpakae 3arajbHUI KOTHITUBHUN PO3BUTOK 1 € PAHHBOKO OIHKOI KoedimieHTa
inTenekty (IQ). ELC mpencraBisie co00l0 CyKyINHICTh OalliB IUTHUHU B OKPEMHX
(GyHKLIOHATBHUX  cepax, BKIIOYAIOYM HABUYKM  BI3yaJbHOTO  CHOPUUHSTTS
(po3B’si3yBaHHs Ta ONPALIOBAHHS HEBEpOAIbHUX MPOOJIEM), IpIOHOT MOTOPUKH (Cuia
Ta CHPUTHICTh NaNbIIB/PYKH), PELENTUBHOTO MOBJIEHHS (CIyXaHHS Ta PO3YMIHHS
CKa3aHOT0) Ta EKCIIPECUBHOTO MOBJICHHS (BOJIOAIHHS PO3MOBHOIO MOBOIO).

HactymHi naHi, moB’si3aHi 3 TiKyBaHHSM, BUKOPHCTOBYBAJIHUCS B CKOPUTOBAHOMY
anamizi (adjusted analysis): Bik Ha MOMEHT TpaHcIuiaHnTtarii, BuxigHui 6an ELC i
KUIBKICTh JHIB TiepeOyBaHHS B TOCTPOMY TMEpiojal Micli TpaHCIUIaHTAIll.
Heckopurosanwuii moznosxHii anani3 (unadjusted longitudinal analysis) npencraBmusie
cepeniHi 6anu 71l KOKHOI IPYIH B KOXKHIM TOYII MPOTSTOM MEBHOTO 4Yacy.

20



Jlaponioasa ons nikysauns nayichmis i3 mykononicaxapuoosom I muny, 25.07.2022

XKonna mutuna He momepina B rpym O3T+TI'CK, ane B rpyni TI'CK nBoe 3
JIECATH TAIIEHTIB MOMEPJIN IiC]s TpaHCIUIaHTallii: oguH Ha 104-i 1eHb BHACIIIOK
PEaKTUBHOTO 3aXBOPIOBAHHS UXAIBHUX IUIAXIB Ta aCMipaliifHy THEBMOHIIO, a OJUH
Ha 231-i1 geHp BHACTIZOK pedpakTepHOi ayTOIMyHHOI reMONITHYHOI aHemii. B 060x
rpynax y Haii€HTiB, 0 BUKWIA 0yJsio npuHaiiMHl 80% NpUKUBIECHHS JOHOPCHKOTO
TPAHCIUIAHTATY Yyepe3 2 POKHU MICis TPAHCIUIAHTAIlll, 32 BUHSATKOM OJHOTO MaIli€HTa B
rpynt @3T+TI'CK, y sxoro 0yno npuxusiaeHHs 47%.

Hespakarouu Ha Te, 1o y nartieHTiB B rpymni ®3T+TI'CK nouatkosi 6anu 3a ELC
Oymu Hmxunmu, HXK B Tpyni TI'CK, BoHM TOoKa3any MEHII pi3Ke 3HIKEHHS, 1 uepes 2
poku nicasg TI'CK ixui 6anu 3a ELC Oynu B cepegabomy BUIIMMU, HixK y Tpyni TT'CK
32 HECKOPUTOBAaHUM aHAIII30M.

[IBuakicte 3HMkeHHs mokazHukiB ELC mpotsirom 2 pokiB Oyna 3HA4YHO
Hux4oo B rpym ®3T+TI'CK mopiBasHo 3 rpynoto TI'CK micis kopuryBaHHsS
6azoBoro piBHsd ELC (To6to no TI'CK) 1 KiIbKOCTI AHIB, MPOBEACHUX Y JIIKapHi. Y
namieHTiB B rpymni TI'CK BinOyBanacek BTpata 12,84 6aniB Ha pik (95% CI: (-20,21, -
5,46); p<0,001), a B rpyni ®3T+TI'CK nume 3,64 6aniB Ha pik ( 95% CI: (-7,57, 0,28);
p=0,069). Pi3uuis B moka3HUKax OyJia po3paxoBaHa Ha OCHOBI ITUX OI[IHOYHUX TEMIIIB
sumwkenHst g rpynu O3T+TI'CK 1 rpynu TI'CK ta mokasana, mo AiTH B Tpymi
O3T+TI'CK BTpavanu Ha 9,19 GaniB menme Ha pik (95% CI: 0,85, 17,54; p=0,031).
Komu aBox momepnux mamientiB y rpym TT'CK Oyno BUKIIOUEHO, 11 pI3HUI Oylia
3smenIeHa 10 5,40 6aniB Ha pik (95% CI: 0,5, 10,29), ane 3anumanacs KIiHIYHO Ta
CTaTUCTUYHO 3Hauymow (p=0,031). BpaxoByrouu mporpecyrode KOTHITHBHE
MOTIpUIEHHS, MOB’SI3aHE 13 3aXBOPIOBaHHSAM, OYyJIO MPOBEIEHO AOJATKOBHUM aHaI3
YyTJIUBOCTI, Y SIKOMY Malll€HTIB, 0a30B1 OLIHKH AKUX OyJIM MPOBEJIECHI OUIbIE HIXK 32
3,5 micsmi go TI'CK, takox Oyjo BUKIIOUEHO Yepe3 MOXKIUBICTH TOrO, IO IXHI
nokazuuku ELC mornu 3uu3utucs B nepioq Mix orinkoro 1a TI'CK. 3HoBy pi3Huus B
temmax 3HmxeHHs: Mk rpynamMu @3T+TT'CK ta TI'CK 3anumanacs 3naunoro (95% CI
10,01 (0,94, 19,09), p=0,031) na xopucts rpynu O3T+TI'CK.

AHami3u IS 4OTHPHhOX JOMeHIB Maena, ski cknamgarotb ELC, Oynm
CKOPHTOBaHI 3a MOYaTKOBUM PiBHEM 1 KUIBKICTIO JHIB y JIIKapHi Ta OyJu BUKIIIOUCHI
CMEpTeNbHI BUMAJKHU. [CHyBasla CyTTe€Ba PI3HULA B IIBUAKOCTI 3MIHU BI3yaJdbHOTO
cnpuitaaTTsa Aia rpymu O3T+TI'CK nopisasHO 3 Tpynoo P3T y 9,44 GaniB Ha pik
(95% CI: (4,98, 13,90); p<0,001). Kpim Toro, 3a ium gomerom y rpym O3T+TI'CK
(dakTHYHO OYyJIO CTATHCTHYHO 3HAYYIIE MOKPAIICHHS MPOTATOM JBOX pokiB Ha 3,01
6anu Ha pik (95% CI: (0,05, 5,97); p=0,046). He 6ysi0 cyTT€BUX BIAMIHHOCTEHN y 3MIHAX
cepel IHIIMX JOMEHIB, X0da CIOCTepirajgacs TEHJEHIS 10 OUIbII CHPUSITIMBUX
pesynbTartiB ang rpynu @3T+TT'CK y noMeHi 1piOHOT MOTOPUKH.

AHaJi3 sK 13 BKIIOYEHHSM, TaK 1 3 BUKIIOYCHHSIM ITOMEPJINX Talli€EHTIB IMOKa3aB
CTAaTUCTUYHO 3HAYYIIl BIJIMIHHOCTI MK Tpynam JIKyBaHHS, MPHUOMY Tpyma
O3T+TI'CK  He3MiHHO JEMOHCTpyBaja Kpalli pe3yjbTaTH, KOJU BUSBISUIUCS
BIJIMIHHOCTI.
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Takum 4nMHOM, 3a JaHUMHU JOCIIDKEHHS 4depe3 aBa poku micis TI'CK mitu B
rpyni @3T+TI'CK BTpauvanu Ha 9,19 6anis [Q menmie Ha pik, Hix aiTh B rpymni TI'CK
(p=0,031). Kpim Toro, y rpymi ®3T+TI'CK nokpamuaucs NoOKa3HUKK y BUPIIICHH] Ta
00poO11i HeBepOanpHUX TpoOseM (Bi3yadbHE CHPUNHATTA), Toai sik B rpyni TI'CK
3HU3WINCH, 10 NPU3BENO A0 pi3HuUlll B 9,44 Ganu mix rpynamu Ha pik (p<0,001).
['omoBHUM 0OMEKEHHAMH JAHOTO JOCIKEHHS € Majia BUOIPKA Ta PEeTPOCIEKTUBHUIN
JM3aiiH, 1110 MOTJIO CYTTEBO BIUTMHYTH Ha OTpuUMaHi pe3ynbratu. [IpoTe, He3Baxkaro4uu
Ha Te, [0 MEeTa AAHOTO AOCIIIXKEHHSI Ta TPYIIU MOPIBHSAHHA HE BIMOBIIANO KITHIYHOMY
nutanHio Ta PICO ynoBHOBaxkeHOro oprany 3 aepxkaBHoi OMT, pesynbratu Oyiu
MPECTaBIICH]I Ta BOHM cBiyaTh mnpo Te, mo npoBeaeHHs TI'CK npu MIIC I tumy,
cunapomi ['ypnep Mmae moennyBatuch 13 @3T, 1m0 BIANOBIIAE BITYM3HSHUM Ta
MDKHApOJIHUM PEKOMEHIAITISIM.

/Ipyza cmpamezis nouwtyky

KiiHiuyHe nuTaHHsi: BU3HAYUTH e(EKTUBHICTh Ta OE3MEKy JIAPOHIMA3u Yy
nopiBHsHHI 3 HIIT npu nikyBanni namientis 3 MIIC I tumy.

JocaimkyBana momyJjasiuisi: 11ty Ta gopocii naieHta 3 MIIC I tumy.

HocaimzkyBanuii  Jikapcbkuii  3aci0: nmaponinaza (laronidase), 100 O/I
(mpubauzno 0,58 mr) Ha 1 kr Macu Tina 1 pa3 Ha THXKJEHb MUIIXOM BHYTPIIIHBOBEHHOT
1HOYy31i.

Meauuna TexHoJoriss nopiBusinasi: HIIT.

OcHoBHI 10c/izKyBaHi pe3yabTaTH: POpCcOoBaHA )KUTTEBA EMHICTD JIETEHb (i
-OXEJI); abcomoTHa BIACTaHb, MOJ0JIaHa MAIIEHTOM 1]l Yac TECTy 3 6-XBUJIUHHOI
xonp0u (6MWT); piBenb riikozaminoriikadiB (I'Al') y cedi; pyXJuBicTh CyT001B;
1HAeKC HiYHOro anHoe-rinonHoe (AI'l); 3MeHIIeHHsT 00’ €My NEUIHKU; aHTPOMOMETPIs
(BUMIp 3pOCTy, MacH Tijia Ta OKPY>KHOCTI TOJIOBH).

Kputepii  BK/IOYEHHSI:  CHUCTEMaTH4HI  OINIAAM 3 MeTa-aHalli3aMu
PaHAOMI30BAaHUX KIIHIYHUX JIOCHTIKEHb, 10 BUBYAIHM €()EKTHUBHICTH Ta OE3MEeKy
3aCTOCYBaHHS JapoHiga3u Juis JikyBaHHs nauieHTis 3 MIIC I tumy.

Kputepii BUK/IOYEeHHSsI: JOCHi[UKeHHS Ha TBapuHax, PKJ[, xoroptHi
TOCIIKEHHS, TOCIHIKEHHSI BUTAJOK-KOHTPOJb, MyOJiKaIlii MOBOI, BIIMIHHOI Bi
aHTIICHKOI, JITepaTypHi OrJsau, MyOJiKalii JOCTIKEHb, IO HE BIAMOBIJIAIOThH
JOCJIIDKYBAaHOMY MUTAHHIO Ta/a00 MOMyJIsIIii.

KirouoBi ciioBa nomnyky 1mo/10 kommapatopy - HIIT: Mucopolysaccharidosis type
I, Mucopolysaccharidosis I, Hurler syndrome, Hurler—Scheie, Scheie, Enzyme
Replacement Therapy, best supportive care, Quality of Life, Alpha-L-Iduronidase,
Laronidase, Glycosaminoglycans. 3actocoByBanmuch ¢inbTpu: Meta-Analysis,
Systematic Review, Randomized Controlled Trial, full-text, English. Poxu nomryky 3
2012 mo 2022 pik BkmtouyHO. [lomryk mitepatypu OyB OOMEXEHHUN aHTIIOMOBHUMHU
CTaTTSAMH Ta MOBHOTEKCTOBUMU MyOJIIKAIISIMUA Y BUIBHOMY JTOCTYTII.

B pesynbrati momyky 3a BU3Ha4€HMMHU KputTepisimu B 6a3i qanux PubMed Ta
The Cochrane Library database - Oymo 3maiimeno 13 myOmikamiii. Ilicias BuunTku
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3aroJIOBKiB Ta aOCTPAaKTIB 5 CHCTEMaTHYHHMX OIJIS/IIB Ta/ab0 MeTa-aHamii3iB Oynu
OL[iHEH] SIK TaKi, 10 BiAnoBigawoTh KaiHivHOMy nuranHio (Dornelles AD, et al., 2017'7;
Jameson E, et al., 2019%%; R P El Dib, et al., 2007?'; Xue Y, et al., 2016%?; Pantel JT, et
al., 2018%). Tlicist MOBHOTEKCTOBOI BUYMTKHU Ta JETAIBHOIO BUBYEHHS BiJIIOBiIHOCTI
myOJIiKalii BU3HAYEHOMY JIOCIII)KYBaHOMY MUTAHHIO JUISl OAAJBLIOrO aHamizy OyIio
B1110pano 1 myOmikaniro Jameson E, et al., 2019.

Metorwo cucrematuyHoro orisaay (Jameson et al.,, 2019) Oyma oiiHka
edextuBHOCTI Ta 6e3nekn O3T naponinazoro y namieHTiB 3 MIIC I Tuny nopiBHSHO 3
rtanie0o 3a nBoMa ctpareriamu BTpydanHs: ®3T i3 3acTocyBaHHSM JIapOHiIa3u
pOTATOM ImoHaMeHme oxHoro wMicsamsd, ko TI'CK we mpoBomguthes, DO3T 3
JApOHIA3010, KY IPU3HAYAIHA TPOTATOM MpuHaiMHI ojiHOTO Micstsa 1o TT'CK y miteit
(mo 16 pokiB). Takox MPOTOKOJIOM TUTAHYBaBCS CyOrpyIIOBUI aHaJI3 cepejl MaIlieHTiB,
aki orpumyBanu @3T go TI'CK, 1 tux, xTo He otpumyBaB TT'CK; cepen maiieHTiB 13
3aXBOPIOBAHHIMH IIEHTPAJIbHOT HEPBOBOI CHUCTEMH Ta 0e3 HUX; 3a pe3yjbTaTaMu y
BHOpaHi MepioJid yacy.

[Tonryk panmoMi3oBaHUX Ta KBa3ipaHAOMI30BaHUX JOCIIHKEHb aBTOpamMu OyB
3MIMCHEHW B peecTpi BUMpoOyBaHb KOKpaHIBCHKOI Tpynmu 3 MYKOBICIHIIO3Y Ta
F€HETUYHHUX pO3Ja/aiB IOJ0 BPOHKEHHX MOMMIOK MeTabomi3My (JaTa OCTaHHBOI'O
nomyky: 30.01.2019); y peectpax kmiHiuHMX BunpoOyBanb: ClinicalTrials.gov Ta
ICTRP BOO3 (nata ocranarsoro nomyky: 01.10.2018) Ta B 6a3ax Embase i MEDLINE
(mata ocranHbOrO MoyKy: 27.12.2015)

[lin yac ycix mnomykiB Oyso BusBieHo 204 nutatv, mpoTe, JMILE OJHE
nociipkenHs: (Wraith et al.,, 2004) O6yno BimiOpaHe [uisi aHami3y, XO4a BOHO 1 HE
B1JI00pa’kasio 3ariaHOBaHi CTpATerii BTpyYaHHs aBTOPaMU CUCTEMATUYHOTO OTJISAY Ta
Majo HU3bKY SIKICTh. 3 IIl€i XK MPUYMHUA HE TMPOBOJMBCS 3aIUIAHOBAHUU aHa3 3a
cyOrpymnamu.

BiniOpane mocmimkenHs Oyno 0araTOIEHTPOBUM, MIXKHAPOJIHHUM, TOJIBIHHUM
CIIIMKM, PaHAOMI30BaHUM, IJIale00-KOHTPOJILOBAHUM, 26-THXKHEBUM JIOCIIIKEHHSIM
daszu I momo edexkruBHOCTI Ta 6e3mexu naponinaszu 0,58 mr/kr (100 oquHUIL/KT), SKa
3actocoByBaiacs moTkHs mamientam 13 MIIC I tumy Ta BItowano 45 marieHTis.
[lamieHTH MOBHHHI OynuM OyTH BIKOM HE MEHIIE II'STH POKiB, OyTH 34aTHUMHU
BukoHyBatu TecT Ha OIXKEJI (sxkuii OyB MeHmuM abo nopiBHIoBaB 80% BiJ HOPMH),
BMITH CaMOCTIMHO CTOATH Ta XOJUTU IIOHAWMEHIIEe I’STh METPIB 3a IIICTh
xBUWIMH. CepeHii BiK MAIIEHTIB y TPYyIl JIApOHiAa3u cTaHOBUB 15,6 pokiB (Aiana3zoH
BiJ 7 10 43 pokiB), a B rpyIi mianed6o — 15,4 pokis (xiamazod Big 6 10 39 pokis).

[lepBUHHMMH KIiHIIEBUMH TOYKAMHU B CHCTEMAaTHYHOMY OTJIsiAI Oynu: cepemHs
3miHa piBHIO ['AI" B ceui, cepenns 3miHa piBHS HopMmasibHOi DXKEJI Ta moka3sHUKY

' https://pubmed.ncbi.nlm.nih.gov/28859139/
20 https://pubmed.ncbi.nlm.nih.gov/31211405/
2! https://pubmed.ncbi.nlm.nih.gov/18050087/
22 https://pubmed.ncbi.nlm.nih.gov/26920513/
2 https:/pubmed.ncbi.nlm.nih.gov/29623569/
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6MWT Bim BUXIIHOTO PIBHS J0 26-TO THXKHS MIX TPYIOIO JIKYBaHHS Ta TPYIMOIO
mianedo y BiJICOTKaX.

BropunHuMU KiHIIEBUMH TOYKaMu OyJid: HECHPHSTIIUBI SBUINA, MPOAYKYBaHHS
AHTUTLI, HIYHA TIMOBEHTWIAIlS Ta amHOE yBI CHI, exokapmiorpadivni maHi, 3picT,
AKICTb KHTTS, CMEPTHICTb, JAisl HA KOTHITHBHI (QyHKIIi, 00’eM meuinku. Pe3ynpraTn
OyJii IpeACTaBJEH1 y MOPIBHIHHI 3 BUX1JTHUM pi1BHEM. J[J1 BU3HAUEHHS SIKOCTI1 I0Ka31B
BUKOpHCTOBYBajacs oliHka 3a Meroankoo GRADE.

IlepBuHHI pe3yabTaTu:

Pigni I'AI’ ¢ ceui

Exckperist ['AT" 3 ceuero mBUAKO Ta 3HAYHO 3HU3UIIACS B TpyIi JapoHina3u. Ha
26 TwxkHI noka3Huk ekckperii ['Al’ 3 ceuero nmokazaB cepenHe 3HWKEHHS Ha 54% B
rpyIi JapoHia3y y MOPiBHAHHI 3 301nbmeHHsaM Ha 47,3% B rpymi miane6o (p<0,001)
(moka3u HU3BKOI AKOCT1). B Tpy1i TiKyBaHHS CEpPEIHE 3HUKEHHS TTOKA3HUKIB JI0 PIBHIB
HAOIDKEHUX IO BEPXHBOI MEXKH HOPMH, BIIOyJocs Ha 4 TWKHI Ta 30epiraimocs
MPOTATOM BCHOTO JIIKyBaHHS (JOKa3U HU3BKOI SKOCTI).

Juxanvna ¢pynxuia

Uepe3 26 TuxHIB, B TPYyIi JIAPOHIIA3UM B cepeaHboMmy Ha 5,6% 30UIbIIUBCS
BIICOTOK MporHo3oBaHoi HopManbHOoi DXKEJI y mopiBHSHHI 3 Tpymnoro IManedo
(memiana 3,0; p=0,009), MD (cepenns pizauis) 5,60 (95%, CI Big 1,24 no 9,96)
(10Ka3u HU3BKOT SIKOCTI).

IHoka3nuku eumpueanocmi 3a ouinkorw 6MWT

Uepes 26 TWXKHIB B TPYIIL JIAPOHIA3U cepeHe 30UIbIIeHHS Moka3HuKy 6MWT
ckianano 38,1 Merpa y mopiBHSHHI 3 Tpynoro mianebo (Meniana 38,5; p=0,066). Ilicas
BBEJICHHS JJaHUX y ME€Ta-aHaji3, He CIIOCTEPIrajocs CyTTEBOI PI3HMII MK Tpylmamu
naponigasu ta miane6o, MD 38,1 (95%, CI Big -1,68 no 77,88) (moka3m HU3BKOI
SIKOCT1).

BropuHnHi pe3yabraTn:

Ilo6iuni asuwa

Y BciX mMaii€HTIB 3a BUKIKYEHHSM OJHOTO B TPyl JIapoHiga3u OyJio
ImioHaiiMeHIe 1 HecnpusTIUBa MOJisl, OUIBIIICTh 3 SKUX IOB’sI3aHI 3 OCHOBHHM
3axBoptoBaHHsaM (MIIC I tuny), 32% B rpyni napoHigazu ta 48% B rpyti mianeoo.
binbmiicte 3 HUX Oyly JETKUMU Ta HE NOTpeOyBalM MEAMYHOTO BTpY4YaHHsA abo
nepepuBaHHs 1HDY311, He OyJI0 CyTTEBOI pi3HuUIll Mk rpynamu - OR 0,51 (95%, CI Bin
0,15 mo 1,71) (noka3u HUZBKOI SIKOCTI).

IlpoodyKysannsa anmumin

B rpyni naponinazu y 91% mnarientiB BupoOunucst anturiia IgG. Cepenniit uac
(SD) no cepokonBepcii cknaaas 52,6 nus (Big 20 no 106). o kiHis gocnipkeHHs piBHI
OUTBIIOCTI AaHTUTLI 3HIKYBAIUCA (JOKA3U y>K€ HU3BKOI SIKOCT1).

Ilokpawenna cumnmomie HIYHOT 2iNOGEHMUNAYIA MA ANHOE

[Ticns 26 TwkHIB JIKyBaHHS CEpeAHE 3HAYEHHS I1HJIEKCY amHOE-TIiMOMOHOe

3HU3WIOCH Ha 3,6 1MOIii Ha TOAMHY B TPYIIl JAPOHiAa3U MOPIBHSIHO 3 TPYIIO0 TUIae6o
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(p = 0,145). Ockibku MaiiKe y MOJOBUHU MAII€HTIB TPy OyB HOPMaJIbHUN COH 10
BKJIFOYCHHS B JIOCHIPKEHHS, OyB MpoBefeHui post hoc aHai3 miarpyn Maii€HTiB, Yy
SAKUX Ha MOYaTKOBOMY PIBHI 1HIEKC altHOE-TIMONOHOE BKa3yBaB Ha amHoe yBi cHi. Lle
MoKasalo, 1o rpymna japoninasu (n=10) mana cepenHe 3HWKEHHS Ha MIICTh MO Ha
TOAUHY CHY MiJ 4ac JOCTIKEHHS MOPIBHSIHO 3 Ipymnoro mianebo (n=9), sxa mana
cepenHe 30u1biIeHHs Ha 0,3 moxii Ha roauny. [lepeara Bix jikyBanHs Ha 11,4 monii
Ha roAuHY (PI13HULA MK IpyIaMH CKOPUIOBaHMX CEPENHIX 3MiH, PO3PAXOBAaHUX 3a
nonomororo mojeni ANOVA) Oyna 3nauymioro npu p=0,014.

Axicmp scumm=

JlociIHMKH TTOB1IOMMJIU, 1110 BiAMOBiAHO 10 onuTyBalbHUKIB CHAQ Ta HAQ Ha
BUXI1JTHOMY piBHI MOKa3HUKU 1HAekcY 1HBanigHOoCTI (Disability Index) cknananu 1,9 nns
rpynu mianedo ta 2,0 a1 rpynu JapoHifgasu (3a mkajioro Bia 1 1o 3, ne 3 — HaloUIbII
HeJie31aTHi). 3MIHM 1HACKCY 1HBAJIITHOCTI IMICIISl JIIKyBaHHs Oy HE3HAYHUMU Ta HE
BIJIPI3HSJIUCS MK rpynaMu (JJ0Ka3u HU3BKOI SKOCTI).

Cmepmmuicmo

[Ipotsirom 26 THXHIB B %OJHIH 3 Tpyn HEe 0yJIO CMEPTEIbHUX BUIAKIB (JI0Ka3U
HHU3bKO1 SIKOCTI).

00’em neuinku

B rpymni naponinaszu 13 (72%) 3 18 y4acHHKIB 3 aHOMaJIbHUMHU 00’ €MaMU MEUIHKU
Ha BUX1JTHOMY PiBHI1 JOCSITIIM HOPMAJIbHUX 00’ €MiB Ha 26 THKHI y opiBHSIHHI 3 3 (21%)
3 14 B rpymi miane6o. B niytoMy croctepirayiacsi 3HauyHa pi3HUIL Ha KOPUCTh TPYIH
JapoHia3u: cepenHiii 00’eM meuiHku 3MeHImuBCs Ha 18,9% B rpymi JapoHigasu Ta
30impmuBes Ha 1,3% B rpymi miane6o, MD 20,00 (95%, CI Bix 8,93 mo 31,07).

Pesynbrat BIIMBY Ha KOTHITHUBHI (QyHKII, 3picT, (QYHKIIIO cepls Ta
3aXBOPIOBAHHS KJIAIlaHIB CepIld HE TMOBIAOMIIUINCH Y BKJIIOUYCHOMY JOCIIKCHHI
(Wraith et al., 2004), Tomy He npeJCTaBICH] Y CUCTEMAaTUYHOMY OTJISI]II.

TakuM 9MHOM, aBTOpAMH CUCTEMATHYHOTO OTJISTY OYyJI0 BUSHAUCHO JIUIIE OJHE
JOCIIKEHHSI, SIKE HE OXOILTIOBANIO cTpaTerii mikyBanHs narieHTiB 3 MIIC I tumy, skum
npoBoawn TT'CK Tta saxkum He mpoBogunu TI'CK, Tomy uei ornisia 30cepemxkeHuit
JUIe Ha 3acToCyBaHHI JapoHima3u B JikyBaHHi MIIC [ Tumy 3 MOXIHBICTIO
MOBIJOMUTH PE3YJbTATH JIUIIE Yepe3 26 TUKHIB JIKYBaHHS B MOPIBHSAHHI 3 IU1ane0o.
3a BHCHOBKAMH aBTOPIB CHCTEMAaTHYHOTO OISy, MEPerisHyTe paHI0Mi30BaHE
KJIIHIYHE JTOCHIIKEHHS OYyJI0 HU3bKOI SIKOCTI Ta OMKUCYBAJIO BC1 MEPBUHHI PE3yJIbTaTH,
3a3Ha4YeH1 B MPOTOKOJI1 CUCTEMATUYHOIO OTJIANY, 1 OUTBLIICTh 3asiBIEHUX BTOPUHHHUX
pe3ynbTaTiB. byno nmponemonctpoBano, mo ®3T napoHinazor € eeKTHBHOO MO0
(GyHKI10HAIBHOI 3JaTHOCTI Ta €PEKTUBHOIO 1070 00’ eMiB neuinku Ta exckpeuii Al
13 ceuero y mamieHTiB 13 MIIC 1 tuny nopiBHsiHO 3 1uiane6o Ta 6e3neunor. O6’em
MEeYiHKKH OyJI0 JIoJaHO 3 OIVIAAy Ha Te, MO JaHa KIIHIYHA TOYKa JIEMOHCTPYE
3MeHIleHHsT HakonuueHHs ['Al’ y mediHii Ta BUKOPUCTOBYETHCA KIIHIYHO JUISI
MEPEBIPKU PEIHUIUBY TEIAaTOMETalii, KO BUHUKAIOTh CYMHIBH MO0 €(EKTUBHOCTI
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nmikyBanas. Opnak TI'CK wmae OyTu 3070THM CTaHAApTOM JUIsi THUX, Y KOTO
nmiarHoctoBaHo TsoKkui MIIC I tuny y nepii 2-2,5 poKH KUTTS.

YnoBHOBaxkeHUM opraHoM 3 JepxaBHoi OMT npoBeieHa OlIHKa METOJI0J0T4YHO1
SAKOCTI CHCTEMAaTHYHOTO OTJIsIAy, OMHcaHoro B myomikamii Jameson et al.,, 2019 3a
amanroBanuM juctoM omiHku SIGN 50 (Methodology Checklist 1: Systematic Reviews
and Meta-analyses) Ta Bu3HaueHa sik Bucoka. PICO cucTeMaTHyHOro Orjisiay 4iTKO
3a3HaueHe, KpUTepil BKIIOYCHHS Ta BUKIIOYCHHS BCTAHOBIICHI 0 MPOBEACHHS OTIISIAY,
MOIIYK 3A1MCHEHO Oulbllle HDX Yy 2-X BIJMOBIIHUX €JIEKTPOHHUX JDKepenax 13
3a3HaueHHAM Jatu. [lomyk Ta BiaOip AOCTiKEHDb 31HCHIIIO HE MEHIIe HiX 2 ocoOu,
iH(popMaIlis PO BKIIOYEHE JOCTIIXKEHHS Ta BUKJIIOYEH] TOCIIJIKEHHS MPEeICTaBICHA.
Bxirouene nociipkeHHs Oyiio OIIHEHE MO0 PU3UKY CHUCTEeMaTHYHOT MOMUIKH (risk
of bias) He3aIeXHO JBOMa  aBTOpaMU  BHUKOPHCTOBYIOUHM  1HCTPYMEHT,
3aIOKyMeHTOBaHMK y po3aimi 8.5 KokpaHIBCHKOTO MOCIOHHMKA JJIi CUCTEMAaTHUYHHUX
ornsai Brpydanb (Cochrane Handbook for Systematic Reviews of Interventions).
OrriHKa reTeporeHHOCT] JOCTIIKeHb Ta OIlIHKA YIepeHPKEHOCTI 3BITHOCTI MyOikaiii
3a JIOMOMOTO0I0 BOPOHKOMO10HO0T Aiarpamu (funnel plot) He mpoBOAMINCH, OCKUTBKU
OyJI0O BKJIFOYEHO JIMIIE 1 JOCHIIKEHHSI B CUCTEMAaTUYHUM OrJisiA. SIKICTh JOKa3iB Jist
OKpEeMHX pe3yJIbTaTiB BUKOHaHa 3a gonomMororo nigxony GRADE Tta npencrasieHa B
TaOMIHII 17151 KOKHOTO OPIBHSIHHS.

Otxe, 3a pe3yJbTaTaMd CHUCTEMATHUYHOTO OIJSAY, JapoHiJa3a BHSIBUIIACH
edekTuBHOWO micis 26 THXHIB JiKyBaHHS naimieHTiB 3 MIIC I Ttuny nopiBHSHO 3
rianedo MmoA0 3HMKEHHS O10XIMIYHUX MapaMeTpiB (CepeAHE 3HMKEHHS EKCKperil
['AT" i3 ceueto Ha 54,1 % mopiBHSAHO 13 cepenHiM 30uTblIeHHsM Ha 47,3 % y rpymi
miare6o (p<0,001) (moxa3u HU3BKOI SIKOCTI)) Ta MOKpaimleHHd (YHKIIIOHATBHOT
3JIaTHOCTI: IOCATHYTO CTATUCTUYHO 3HAYYII MOKPAIIEHHS Y BiJICOTKAX MPOTHO30BAHO1
OXEJI nmopiBasHO 3 mutanie6o, MD 5,60 (95% CI Bix 1,24 no 9,96) (nokxa3um HU3BKO1
SKOCT1) 1 B TECTI MECTUXBUIMHHOI X0Ap0u (cepeaHe mokpaimieHas Ha 38,1 metpa) y
rpyni Jsaponimasu, p=0,039, mpu BUKOPUCTaHHI MPOCHEKTUBHO 3aIUIAHOBAHOTO
nocmimxeHHss ANCOVA), noka3u HU3BKOI sKOCTI. Takox, HakormmueHHs Al Oyio
3MEHILEHO, 1[0 OyJI0 MIATBEPIKEHO 3MEHILECHHSIM 00’€My MEYIHKH: CepeliHIi 00’emM
NEeYiHKHA 3MeHIMBCcs Ha 18,9% y rpyni japoHigaszu ta 30uibmmBes Ha 1,3% y rpyni
mnane6o, MD 20,00 (95% ClI Bix 8,93 no 31,07). Pe3ynbratu 3a TaKuMU, BU3HAYEHUMHU
YIOBHOB)XCHUM OpraHoM 3 jaepkaBHOi OMT, KiHIICBUMH TOYKaMHU SIK PYXJIUBICTh
Cyrio0iB, aHTPOMOMETpid (BUMIP 3pOCTy, Macu Tijda Ta OKPYXHOCTI TOJOBH) B
CUCTEMaTUYHOMY OTJISIA1 BIJICYTHI.

3) nmaHi moOA0 pe3yJbTATIB e(PEeKTHBHOCTI BHUTPAT BIANOBIAHO 10
PEKOMEH/I0BAHOI NMIKAJM TPAHUYHHUX 3HAYEHb IHKPEMEHTAJLHOI0 MOKA3HUKA
epekTMBHOCTI BUTPAT B YKpaiHi

BignoBimno nmo n.7 Ilopsaky mpoBefeHHS JEp)KaBHOI OIIIHKM MEIUYHHUX
TEXHOJIOT1H, 3aTBep ixKeHoro nocraHoBoto KMY Bix 23 rpyaus 2020 p. Ne 1300 (mami
- Ilopsinok), nepxaBHa OLIIHKA MEAMYHUX TEXHOJIOT1H 382 CKOPOUYEHOIO MTPOLIETYPOIO HE
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nepenpdayae  TMPOBEACHHS  aHalizy e(PEeKTUBHOCTI BHUTpAT Ta  PO3PAXYHKY
1HKpeMeHTaapHOTO noka3zHuka epexruBHocTi BUuTpat (ICER) B YkpaiHi.

4) naHi W00 E€KOHOMIYHOI AOWIJIBHOCTI (eeKTHBHOCTI BHTPAT, aHAJI3y
BILUIMBY HA NMOKA3HUKHU OK/I?KETY) BUKOPUCTAHHS JIIKAPCHKOIo 3ac00y

Bignosigno no 1.7 Ilopsaky, nepkaBHa OMT 3a CKOpOYEHOIO MPOIETYPOIO
nependayae NpOBEICHHS aHaI13y BIUIMBY Ha MOKa3HUKH OIOKETY B Y KpaiHI.

B pamkax mnpoBegenHsi aepkaBHoi OMT 3a CKOpOYEHOIO MPONETYPOIO
YIOBHOBXKEHUM OPTaHOM BIATMOBITHO IO METO0JIOT1i OYB IIPOBEICHNN aHAI13 BILIUBY
Ha MOKa3HUKHU OIOJKETY Yy YacTHHI PO3PaXyHKYy BUTpAT HAa MEAUYHY TEXHOJOTIIO 3
9aCOBUM TOPU30HTOM OJIMH PiK HA MiJICTAaBl MPAMHUX MEIUYHUX BUTPAT HA JIKAPCHKUHT
3aci0 3 MepCIeKTHBY JACPKABHOTO TIIATHUKA.

Mera: OIIHUTH MOJICIBHUI BIUIUB Ha OIOJKET JIKAPCHKOTO 3ac00y JIapoHima3a
st nikyBaHHs narieHTiB 3 MIIC I tumy.

Merton: aHami3 BIUIMBY Ha MOKA3HUKH OIOJKETY 3 YACOBUM T'OPU30HTOM B OJUH
pik. AHaji3 NpOBEACHUI HA MIJCTaBl MPIMUX MEIUYHUX BUTPAT Ha JIIKApChbKUH 3aci0 3
MEPCIIEKTUBU JIEP>)KAaBHOTO IJIaTHUKA, BU3HAYEHOI I[IJIbOBOT MOIMYJIALIl MAaIliEHTIB
BIIMOBIHO JI0 JaHUX, HajdaHuX y 3BepHeHHI MO3 VYkpainu (BiAMOBIIHO /10 JIUCTIB
MO3 Vxkpainu Big 09.06.2022 Ne25-01/12931/2-22 Ta Bim 20.06.2022 No25-
01/13739/2-22).

Bignosimno g0 smmcra MO3 VYkpainum Big 20.06.2022 Ne25-01/13739/2-22
METUYHUMH TEXHOJOTisIMU TopiBHAHHS A1 JI3 maponinaza € HIIT Ta TI'CK. IIpote
BIJIMOB1AHO JIO MPOBEJICHOTO aHaJ13y KJI1HIYHOI €()eKTUBHOCTI OYJIO BCTAaHOBJICHO, 1110
3TiTHO 3 MDKHApPOJHOK TPAKTUKOK JapoHinaza € eauHuM JI3 mis cnerudigHoTo
nikyBanss narieHTiB 3 MIIC I tumy, HuHI Taponinas3a BkiarodeHa y [lepermik Jikapchkux
3ac001B, MEJUYHUX BUPOOIB Ta JOMOMDKHUX 3aC001B A0 HHX, IO 3aKyMOBYIOTHCS Ha
BUKOHAHHS BIAMOBIAHUX yroj (JOrOBOPIB), YKIAAEHUX 0CO00I0, YIIOBHOBAKEHOIO Ha
3MIMCHEHHS 3aKymiBedb y cdepl OXOpOHW 3I0pPOB’S Il BUKOHAHHA NpOrpaM Ta
3MIMCHEHHS] LIEHTPAlTi30BaHUX 3aXO[IB 3 OXOPOHHM 3/I0pPOB’s, IO 3aTBEPKEHUMN
noctanoBoto Kabinery MinictpiB Ykpainu Bif 7 6epe3ns 2022 p. Ne 216 Ta BiAnoOBiAHO
3a0e3neuyeThes nalieHTaM B YKpaiti. Y 3B'S3Ky 13 BUI€3a3HAUEHUM, aHAJ13 BIUTUBY
Ha TIOKa3HUKH OFOJDKETY IPOBEIEHO /ISl <JIIF0YOr0o CIEHapiro» (3aCTOCYBaHHS
cnenupivHOTO JTIKyBaHH#), po3paxyHok BuTpat st HIIT He mpoBoauBCs.

Bxinni mani 1is po3paxyHKiB MpeAcTaBlieHo y Tadiuil 1. 3BepTaemo yBary, 1o
JUTSE MOJIETIBHUX PO3paxyHKiB 0yJio po3paxoBaHo 103 JI3 mapoHiziasa 3 ypaxyBaHHSM,
110 Bara JIOpOCJIOro maifieHTa craHoBuTh 70 Kr, Bara TuTHHU - 30 KT.

Mlogo TI'CK, To BigmoBigHO M0 VYHIPIKOBAHOTO KIIHIYHOTO MPOTOKOITY
MEPBUHHOI, BTOPWHHOI (CHermiami30BaHOl) Ta TPETHHHOI (BHCOKOCHEIiaTi30BaHO1)
MeauaHoi mormomoru «MIIC I tumy» marienTiB 3 Baxkkow (opmoro MIIC I tumy
(cungpom I'ypnep) pexomengoBano 3abe3rneuntd O3T 3 MOMEHTY MOCTAaHOBKHU
AiarHo3y Ta /10 MMOBHOTO MPYKUBIEHHS TpaHcmuiaHTary. [Ipote, y 3B'A3Ky i3 THUM, IO
4ac /10 TOBHOT'O IPHKUBJIICHHS TPAHCIIAHTATY (MPOTITOM SKOr0 HalieHTa HeO0O0X1IHO
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3a0€3MeUnTH JIAPOHIAA3010) € I1HAWBIIYyaIbHUM ITOKAa3HUKOM, IO 3aJIeKUTh BIJ
KJIIHIYHOT CHUTYyalli KOXXHOTO Talli€eHTa, y Tabnuii | mpeacTaBieHO BapTiCTh
nposenenns anorenHoi TI'CK 6e3 BuTpar Ha napoHigasy.

Tabmuus 1. AHani3 BUTpaT Ha OJHE BBEJCHHS Ta Ha PIUHUN KypC 3aCTOCYBaHHS
JapoHigasu, a Takoxk ButpaT Ha nposeneHHa TI'CK mnsa nmikysanns MIIC I tuny na
OJIHOTO MaLll€HTa

3asBiaenuii JI3 - 1aponinaza

dopma BUITYCKY Ta JO3yBaHHS KOHLEHTpAT JJIs1 pO3UnHy i iHPy3ii, 100
OMl/mn, Ne 1: mo 5 mn y pnakoni, o 1 ¢axony
B KAPTOHHIN KOPOOII
Cxewma 3acrocyBanns, OJI/kr 100
KpatHicTb 3acTocyBaHHS Ha piK 52
Ilina 3a 1 ¢uakoH, rpa* 14 454,22%
Hopocni Jimu
Kinbkicts dakonis Ha 1 14 6
BBE/ICHHS
Butparu Ha 1 BBeIeHHS, I'pH 202 359,08 86 725,32
Burtpartu Ha nauienrta Ha 1 pik, 10 522 672,16 4 509 716,64
TpH

Menuuyna Texsnosorist nopiBusuus - TI'CK**

Bio poounnozo Bio nepoounnozo
ooHnopa O00HOpa
Bapricts anorennoi TT'CK 3 1 874 969,08 2 484 470,00
JIOHOPCHKHUM €Tarom, TpH***

2 LiHAa 3 EJIEKTPOHHOI CUCTEMHU MyOJIIYHUX 3aKyIiBelb BiIMNOBIZIHO 10 TOPTiB 3a npeaMeTom 3akymiii «/IK 021:2015 — 33600000-6 dapmaneBTuuHa

npoxaykuist (Jlaponizaza 100 OJI/mm)», 3amoBruk — II1 «Menudni 3akymiBii YKpaiHn», 10roeip mpo 3akymieimio Bix 13.10.21 Ne09/286-10/2021:
https://prozorro.gov.ua/tender/UA-2021-09-09-012786-c
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[TocTTpancmianTaifHuit 168 448,31
cynposij mariesta 3 180-ro 10
360-ro aus, TpH

Bapricth npoBeeHHS aJOreHHO1 2043 417,39 2652918,31
TI'CK, rpu

*6¢ionogiono 0o aucma MO3 Vkpainu 6io0 09.06.2022 Ne25-01/12931/2-22 Ons npogedenHs
PO3PAxyHKi6 OY10 BUKOPUCMAHO OCMAHHIO OOCMYRHY 6apmicmb JIKAPCbKo20 3acody 3a
pesyrvmamamu mopeig, npogedernux /11 « Meouuni 3akynieni Yxpainuy, wjo docmynua 6 enekmpoHHii
cucmemi nyoniuHUX 3aKynigev

**gionogiono 0o nucma MO3 Vkpainu 6i0 20.06.2022 Ne25-01/13739/2-22 y po3spaxyukax 6yno
suxopucmano mapughu 32iono 3 nocmanogoro KMY eio 18 epyous 2019 p. Ne 1083 “Ilpo
3ameepodiceHHs  nepeniky nociye ma  mapuié Ha nocayeu 3  HAOAHHA — MPEmMUHHOL
(6ucoxocneyianizo8anoi) MeouuHoi 0onomMozu MemoooM MPAHCHAAHMAYIl O0peaHie ma IHUUX
AHAMOMIYHUX Mamepianis, Kl Ha0arMbCs YYUACHUKAMU NIIOMHO20 NPOEKM) Wo00 3MIHU MEXAHI3MY
@inancosoco 3abe3neueHHs ONnepamusHo20 JNIKY8AHHA 3 MPAHCHIAHMAYII Op2anié ma IHWUX
aHamomiuHux mamepianig”

***mapugh exnrouae nocmmpancnianmayiunuil cynposio 0o 180-o ous

OTxe, BUTpaTH Ha OJHE BBEJICHHS JIAPOHIAAa3U OAHOMY JOPOCIOMY MAlI€HTY 3
MIIC I tuny cranoBmusats 202 359,08 rpH, onHiit auTHHi - 86 725,32 rpH; BUTpaTH Ha
OJIMH PIK JIKYyBaHHS OJHOrO gopocioro - 10 522 672,16 rpH, oaniei nutunu - 4 509
716,64 rpu. BapTticts npoBeaenus anorenHoi TT'CK Bij poAMHHOTO JOHOPA CTAHOBUTH
2 043 417,39 rpH, Big HEpOoAUHHOTO - 2 652 918,31 rpH.

3riIHO0 3 JNOJATKOBUMHU Marepiasiamu, HagaHuMu y jucti MO3 VYkpainu Bia
09.06.2022 Ne25-01/12931/2-22, kinbkicts mamienTtiB 3 MIIC I tumy y 2022 porti, 110
MOKYTh MMOTPeOyBaTH JiKyBaHHs, CTAHOBUTH 18 0cib (4 mopocnux i 14 niteit).

BianoinHo 10 YHiI(pIKOBAHOIO KIIHIYHOTO MPOTOKOJY NEPBUHHOI, BTOPUHHOI
(cmernianizoBaHO1) Ta TPETUHHOI (BUCOKOCIIEIIaT130BaH01) MeIn4uHOi gonoMoru « MIIC
[ Tumy» ®3T pexomennosana BciM namientam 3 MIIC [ Tuny 3 mpomMixKHOIO Ta JETKOI0
dhopmoto 3axBoproBanHs (cunapomoM ['yprnep-Illeite Ta cunnpom Illeiie), B ToM yac sik
TI'CK pexomengoBaHa nairieHTam 3 Baxxkkoro popmoro MIIC I tumy (cunapom ['yprep)
y BiIll 10 2-X POKIB Ta 13 KOE(QIIIEHTOM KOTHITUBHOTO PO3BUTKY > 70. 3rimHo 3
nomatkoM jo iucta MO3 Vkpainu Big 09.06.2022 No25-01/12931/2-22 vuni B YkpaiHi
3apeectpoBanuii oauH naiieHT 3 MIIC I Tuny Bikom 110 2-X pOKiB, MPOTE y 3B'A3KY 3
BIICYTHICTIO JaHWX MO0 CTYNEHS TSOKKOCTI 3aXBOPIOBAHHS Ta Koe(DimieHTy
KOTHITUBHOTO PO3BUTKY JIaHOTO TAIll€HTa, CTBEP/DKYBAaTH TMPO MOTEHUIHHY
MoxBicTh TipoBesieHHss TI'CK manomy marieHTy HEMOKIIHBO.

VY 3B'I3KYy 13 BHUIIE3a3HAYEHUM, YIOBHOBAKEHUW OpraH 3a3Hayae Mpo
HEMO>XKJIMBICTh BU3HAYEHHSI HA JAHOMY €Taml MOTEHUIWHOI KIJIbKOCTI MAIlEHTIB, IO
MoxyTh oTpumat TI'CK B pamkax «HOBOro cueHapito». ToMy yHOBHOBa)KEHHM
opraHoMm OyJiO MPOBEACHO PO3PAaXyHOK BIUIMBY Ha MOKA3HUKH OIOJUKETY 3 4aCOBHUM
TOPU30HTOM B OJIMH PiK MpH 3a0e3MedyeHH] yciel KOropTH Tali€HTIB JIAPOHi1a3010
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(«mirounii creHapiit») (tabmuus 2). Po3paxyHKH MpoBeIeHO 3a CTaHAAPTU30BAHUM
miaxoaoM (Bara mopociioro marmieHta - 70 kr, Bara gutuHHM - 30 Kr) Ta 3a
1HIMBIAyalli30BaHUM ITAX0A0M (BIAMOBIIHO J0 MacH Tijla KOXXHOTO Talli€eHTa 13
MaTEeMaTUYHUM OKPYTJIEHHAM HEOOX1THOT KUIBKOCTI (PJIAaKOHIB JI0 IIJIOTO YKcia y OiK
30LIBIICHHS).

Tabmums 2. PesynpTaTéi aHamizy BIUIMBY Ha TIOKa3HUKH OIOJDKETY IpH
3aCTOCYBaHHI JJAPOHiAa3U: NIFOYUHN ClIeHApii

1 pik

KiabpkicTh manieHTIiB
KiIbKICTh DaIi€HTIB, MO0 MOXYTh 18
noTpedyBaTH  JIIKyBaHHs (3a
JAHUMU, HaJaHUMHU Yy JOJATKY [0
JINCTA MO3 VYkpainu BIJI
09.06.2022 No25-01/12931/2-22)

® Jjopocii 4

® JiTH 14

ButpaTn Ha BCIO MOMYJIALII0 NANIEHTIB, IPH

CranpaprusoBanuii | InauBigyanizoBanui
X iIXia
Butpatu Ha napoHigaszy Ta BIUIMB 105 226 721,60 117 252 632,64
Ha OI0JKET, TPH
® J10pocCi, TpH 42 090 688,64 45 848 785,84
® JIiTH, TPH 63 136 032,96 71403 846,80

OTxe, BUTpATH Ha 3aKyIIBIIIO JTAPOHIIA3H IS JIIKYBaHHS KOTOPTH MAaIli€HTiB (4
nopociux 1 14 giteit) 3a CTaHAAPTU30BAHUM IM1JIX0/10M CTaHOBIATH 105 226 721,60 rpH,
3a iHAUBIAyaTizoBaHuM - 117 252 632,64 rpH.

3MOJenbOBaHUN BIUIMB Ha OIO/DKET JIapoHiAa3u OyJio MOPIBHSAHO 13
PEKOMEH0BAaHMMH 3HAYCHHSIMU IIIKAJIH BIUIMBY Ha OIOJKET B YKpaiHi, BIMOBIIHO JI0
aKTyali30BaHUX 3HAYEHb PEKOMEHJOBAHOI IMIKAJIW OILIIHKA BIUIUBY Ha OIOJKET B
VYkpaiHi Ha miACTaBl AaHUX JEp>KaBHUX BUTPAT HA JIKApChki 3acodu y 2021 poui, Ta
BCTAHOBJICHO, 1110 TIPW 3aKyIIIBII JIApOHi/Ia3u, BIUIMB Ha OrO/KeT Ha 1 pik mpu 000X
MiX0/1axX 0 po3paxyHKiB Oyjae BeiaukuM (Outbiie 100 MiaH T'pH), ajie MEHITUM 3a
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PEKOMEHJOBaHE MOPOTOBE 3HAYCHHS CTyIEeHs (DIHAHCOBOI JOCTYITHOCTI, III0 CTAHOBUTH
176 muH rpH.

Taxox BiamoBigHo a0 aucta MO3 Ykpainu Big 09.06.2022 Ne25-01/12931/2-22
YIOBHOBaXEHUM OPraHoM OyJI0 TOAATKOBO MPOAHATI30BAHO MEPETIKU BiIIIKOTYBaHb
pedepenTHUX KpaiH Ta Kpain CxigHoi €Bponu 3 METOI0 MOIIYKY IIH (Ha piBHI
BUPOOHMKA) HA 3as1BJIEHY MEIMUHY TeXHouorito cranoM Ha 01.07.2022 (tabmuus 3).

Tabmums 3. Ilinyn Ha JmikapchKuil 3aci0 JapoHiga3za B peepeHTHUX KpaiHax Ta
kpainax CxigHoi €Bponu

Kpaina Lina Ilina B ekBiBaJIeHTI™

AnGanist BigCcyTHA?

Binopych BigCyTHs

bonrapis 1 363,78 Gonrapchbkux 21 198,32 rpu

nep**?’

Bocwis i I'epuerosuna BigCcyTHA*

pemis 487,99 espo® 14 835,73 rpu
EcTonis BincyTHs>”

JlaTBiiiceka Pecry0iika BigcyTHs’!

JIutBa BigcyTHs>

MomnnoBa BigcyTas®

[TiBHiuHa MakenoHid BigcyTHs*t

3 https:/fsdksh.gov.al/wp-content/uploads/2022/04/vendim-2022-04-13-230.pdf

26 https://www.rceth.by/Refbank/reestr_drurregprice/results

2T https://portal.ncpr.bg/registers/pages/register/list-medicament.xhtml

2 http://www.fmoh.gov.ba/index.php/preporucujemo/liste-lijekova
Phttps://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/10612-epikairopoihsh-deltioy-timwn-farmakwn-anthrwpinhs-xrhshs-me-
enswmatwsh-dioikhtikwn-metabolwn

39 https://www.ravimiregister.ee/en/publichomepage.aspx?pv=PublicDownloads

31 https://www.vmnvd.gov.lv/Iv/kompensejamo-zalu-saraksti
3https://ligoniukasa.lrv.1t/It/veiklos-sritys/gydymo-istaigoms-ir-partneriams/kompensuojamieji-vaistai-ir-medicinos-pagalbos-priemones-
2/kompensuojamuju-vaistu-ir-mpp-aktualijos/aktualijos-4

33 https://amdm.gov.md/ro/page/catalog-national-de-preturi-de-producator-la-medicamente

3% https://fzo-org-mk translate.goog/sifrarnik-lekovi-pzz? x tr sl=mk& x_tr tl=ru& x tr hl=ru& x tr pto=sc
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Pecny6mika ITosbia 2 304,72 3notux> 14 949,57 rpH
PymyHis 2 593,87 pyMyHCBHKHUX 15 941,67 rpu
nei®®
Cep0ist BigcyTHs’
Cnosanpka Pecrry6Omika 477,70 eBpo*® 14 522,89 rpu
CroBeHist BigcyTHs®’
Vropiuna BigcyTHa "
Xopsaris 4 844,33 kyn*! 19 554,62 rpu
Yecobka PecriyOmika 12 665,84 yecbkux kpon*? 15 563,78 rpu
YopHoropis BigcyTas®

*3a ogpiyitinum kypcom HBY cmanom na 01.07.2022%
**yina 3 peecmpy epaHuUdHUX YiH

Orxe, 1iHAa Ha JIKapChbKUW 3acid JapoHia3a 3a pe3yJibTaTaMH TOPTiB,
nposenenux Il «Menuuni 3akyniBii Ykpainn» Ha piHi 14 454,22 rpu 3a 1 dnakos,
€ HIDKYOIO 32 IIHU JTOCIIJKYBAaHUX KpaiH Y TPUBHEBOMY €KBIBAJICHTI.

5) nani momo kopekTHOCTI iHpopManii nmpo HasBHiCTHL a00 BiACYTHiCTH
€KOHOMIYHMX Ta KJIHIYHUX [epeBar 3acTOCYBAHHS JIIKAPCHKOro 3acoly
NOPiBHAHO 3 JIKAPCBKUM 3ac000M a00 iHIIOKW MEIUYHOK TEXHOJOrIEI
NopiBHsIHHSA (200 1Or0 BIICYTHOCTI)

Bignosigno no n.7 Iopsiaky nepkaBHa OMT 3a CKOpOUEHOIO MPOIEAYPOO HE
nepeadavae MpoBeACHHS €KCIIEPTU3U MOIaHUX 3asIBHUKOM 3asBH 1 JIOChE, HA MiJICTaB1
SAKUX MOYXHA 3p0OUTH BUCHOBOK IMPO KOPEKTHICTh HaJaHO1 iHpopMaIlii.

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

38 https://cnas.ro/lista-medicamente/

37 http://rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual

3 https://www.health.gov.sk/?zoznam-kategorizovanych-liekov

3 https://www.jazmp.si/humana-zdravila/cene-zdravil/seznam-ndc-in-ivde/

“http://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer segedeszkoz gyogyfurdo tamogatas/egeszsegugyi_vallalkozasoknak/pupha/Vegle
ges PUPHA html

41 https://hzzo.hr/zdravstvena-zastita/lijekovi/objavljene-liste-lijekova

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

43 https://fzocg.me/ckfinder/userfiles/files/folder 13/Lista%20ljekova%20decembar%202022_g.pdf

4 https://bank.gov.ua/ua/markets/exchangerates
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4. PexomMeHaamii moao BKJIKYEHHS (BUKJIIOYEHHS) JIKApPCbKOro 3aco0y 10 (3)
HanionainbHOro nepeJsiiky 0OCHOBHHUX JIIKaApCbKHX 3aCc00iB Ta (a00) HOMEHKJIATYP
(mepeJikiB, CHHMCKIB, pPeecTpiB), 10 3aKYNOBYIOTHCA 32 KOIITH JEP:KABHOIO
OK0/KeTy VI BUKOHAHHSI MPOrpaM Ta 3AiliCHEHHS HEHTPAJi30BaHUX 3aXO0IiB 3
OXOpPOHHU 370poB’si, Ta (a00) pexoMeHaamlii IIOA0 3aCTOCYBAHHS AJs Wijei
OXOPOHH 30POB’sl JIKAPCHKOro0 3aco0y, o1Jiara, 3aKymiBJjis 200 BiAIIKOAYBAHHSA
BAPTOCTi KO0 3JiMCHIOETHCHA 3 METO) BHUKOHAHHS PerioHAJbLHUX WiJIbOBHUX
nporpamM 3 OXOpPOHH 3/I0POB’sl, [0 MOBHICTI0O YU YacTKOBO (iHAHCYHOTBHCH 3a
PaxXyHOK KOWITIiB MicueBHUX OI0/KeTiB, Ta (a00) pekoMeHaaNlil 010 YKJIAJACHHSA
a00 mpoxoB:KeHHs il (IIPOJIOHralil) J0r0BOPiB KEPOBAHOI0 10CTYyNY Ta (a00) iHIIi
pexoMeHaanii y pa3i HeoOXiTHOCTI yXBajieHHsI pilleHb B CHCT€Mi OXOpPOHH
310pOB’s1

Cranom Ha 25.07.2022 BianosiaHo 10 3BepHeHHd MO3 Ykpainu Big 09.06.2022
Ne 25-01/12931/2-22 Ta Bim 20.06.2022 No 25-01/13739/2-22 mpoBeA€HO OIIHKY
MEJIMYHOI TEXHOJIOTII 3a CKOPOYSHOIO IPOICAYPOIO JIKAPCHKOTO 3aco0y JapoHiga3a
JUIS JIIKYBaHHS TAIli€EHTIB 3 MyKomoJicaxapumao3oM | Tumy. BiamosigHo mo m. 22
[Topsinky mTpoBeACHHS MEp>KaBHOI OIIHKKM MEJIWYHUX TEXHOJIOTIH, 3aTBEPIKEHOI
noctanoBoro KMV Bix 23 rpyans 2020 p. Ne 1300, BHCHOBOK YIIOBHOBAaKEHOI'O OPTaHy
Ma€e peKOMEHAAIITHUIN XapaKTep.

VY nucti 3BepHeHHI MO3 3a3HaueHo, 110 HA BUKOHAHHS MIANYHKTY 3 MYHKTY 4,
noctanoBu Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300, a Takox MiMTyHKTIB
5 nyukry 8 Ilopsnky mnpoBeieHHS IEp>KaBHOI OILIHKH MEIUYHHX TEXHOJIOTIH,
3aTBepKeHOro noctaHoBoro Kabinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300
MO3 npocuTh MPOBECTH AEPKABHY OIIHKY MEAMYHUX TEXHOJOTIA 32 CKOPOYECHOIO
MPOIIETyPOI0 MO0 JIKAPCHKOTO 3aco0y JapoHifa3a JJis JIIKyBaHHS TMAIlIEHTIB 3
MyKormoicaxapuao3om I Tumy.

3a pe3ynbTaTaMu aHATI3y HassBHOCTI JIApOHIa31 y Tally3eBHUX CTaHaapTax y chepi
OXOPOHHM 3JI0pPOB'S YKpaiHM BCTAHOBJICHO, IO JIKApChKUI 3aci0 JlapoHijzaza He
BKJIIOUEHO Yy JlepxkaBHuil dhopmyisip JikapchbKUX 3aco0iB, 3aTBEP/KCHHUI HaKa3zoM
MO3 Vkpainu Big 13.06.2022 Ne 1011, npucyTHiii B YHiI(IKOBAaHOMY KIIIHIYHOMY
MPOTOKOJTII MEPBUHHOI, BTOPUHHOT (cmerianizoBaHoO1) Ta TPETUHHOI1
(BucokocmerianizoBaHoi) MeauyHoi jgonomoru «Mykonomicaxapuno3d [ tumy»,
3atBepkeHuit HakazoM MO3 Ykpainu Bijg 23.02.2015 Ne 90, sixk ocHOBHUY Ta € TUHUN
MeToJ1 (hepMEHTHOT 3aMICHOI Tepanii MyKkonoJicaxapuaosy I tumy.

VY MDKHapOAHUX PEKOMEHAIlISAX HAYKOBUX TOBAPHCTB IIIOJI0 BEACHHS MAIlIEHTIB
3 Mmykonoiicaxapumao3oM [ tumy (kepiBHUIITBO bpaszmmii 2009 poxy, €Bpornelicbkuit
koHceHcyc 2011 poky, pexkomenpauii bpaszwmi 2020 poxy, CILHA 2021 poky)
(depMeHTHa 3amMicHa Teparlis JJApOHiAa3010 € CTAHAAPTOM Tepalii MyKonoJicaxapuao3y
I tunmy mnerxkoi Ta cepennboi ¢opmu (cunapomu ['ypnep-Lleiie Ta Illeite).
TpancmnanTaiis rematonoetudHux cToBOypoBux kmiTuH (TI'CK) mpu cunapomi
['ypnep pexomeHjoBaHa BHUIIE3a3HAYEHUMH MIXHAPOJHUMHU JDKEpelaMHu, a TaKOX
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AMEpUKaHCHKMM TOBApUCTBOM 3 TPAHCIUIAHTAIl KPOBI Ta KICTKOBOro Mo3ky 2015
poky. depmMeHTHa 3aMiCHa Tepalis BHKOPHCTOBYEThCA TIPU TDKKIA  (dopmi
MyKkomnoicaxapuno3y | tuny (cunapom ['ypriep) 3 MOMEHTY BCTaHOBJIEHHS JA1arHO3Y
1o TI'CK ta nponosixkye BukopuctoByBarucs miciisg TI'CK 10 MoMeHTY NpuKUBICHHS
TPaHCIUIAHTAHTY.

Kniniuna edexktuBHICTH Ta 6e3meka gapoHinazu nopisasHo 3 TT'CK+maponimasza
JUIsL  JIIKyBaHHS JOpPOCIMX Ta JITed 13 MyKomojicaxapuaozom [ Tumy Oyna
MIPOaHaJI30BaHa y PETPOCHEKTUBHOMY KOTOpPTHOMY naociiikeHHi Eisengart, et al.,
2018.

3a JaHMMU peTpoCcneKTUBHOTO nociikenns Eisengart, et al., 2018 B sikomy Oyiia
MpOBEJCHA  OLIHKa  JIOBTOCTPOKOBUX  pPE3yJbTaTiB s  MAlI€HTIB 3
mykomnodiicaxapunozoM | tumy (cunapom [ypriep) ne mopiBHIOETbCS (depMeHTHa
3amicHa Teparis (18 nmamientiB), TT' CK+depmenTHa 3amicHa Teparis (54 naifieHTa) Ta
BIJICYTHICTh CHCTeMHOI Tepamii (21 marieHT) Oyjo IMoOKa3aHO, IO MAIlIEHTH, SKUM
npoeneno TI'CK pa3oMm 3 BBENEGHHSM JapoHIJa3W MalTh Kpaill MOKa3HUKU
BIDKMBAHOCTI uepe3 10 pokiB y MOPIBHSIHHI 3 TAIll€EHTAMH, SIKI OTPUMYBAIH JIHIIE
JapoHizazy Ta mnarieHtamu 0e3 sikyBaHHa (83%, 45% Tta 10% BiOmOBITHO).
BuwxuBanicTe Oyna Huk4a B Ipyll (epMEHTHOI 3aMiCHOI Tepamii y NOpIBHSHHI 3
rpynoto TI'CK+depmenTna 3amicHa tepamis (HR=2,6; p=0,033) ta Hux4a B rpymi 6e3
JIKyBaHHs y IOPIBHSHHI 3 Ipymoro ¢pepmeHTHoi 3amicHOi Tepamii (HR=2,3; p=0,008).
CyTTeBO Kpanll MMOKa3HUKHA IIOJO0 HEBPOJOTIYHOI MAaTOJIOrii MOKa3aHi B Tpymi
TI'CK+depmenTHa 3aMicHa Teparnis y NOPIBHSAHHI 3 TPyNolo (PEepMEHTHOI 3aMiCHOI
tepanii: yepe3 14 pokiB 0% Bumnankis rigpornedanii y nmopiBHsAHHI 3 27% BIANOBIAHO
(p=0,036), cymapHa yacToTa BUIAJKIB KOMIIPECii MUHUHOTO BiJATY CIIMHHOTO MO3KY
cknagana 16% y nopiBusiHHi 3 51% Binnosigxo (p=0,039).

3a TaHUMU PETPOCTIEKTUBHOTO JOCTIKEHHSI, IKe OYJIO MPOaHaII30BaHO 3 METOIO
OTpUMaHHS J0AaTkoBOi 1HGopmarii (myOmikauist FEisengart et al., 2013) mono
edextuBHOCTI NapoHigazu pazom 3 TI'CK B nopiBasHHI 3 numie TT'CK npu cunapomi
['ypnep, depe3 aBa pOKH CIOCTEPEKEHHS IITH, SKI OTPUMATU JIAPOHITA3y Ta SKUM
npoBenu TI'CK Brpavanu Ha 9,19 6aniB 1Q MeHmie Ha pik, HIX JITH, SKUM ITPOBEIU
mumie TI'CK (p=0,031). Kpim toro, y rpyni ¢epmentnoi 3amicuoi tepamii+TI' CK
MOKPAITUINCh MOKA3HUKH y BUPIIIEHH] Ta 00po0I11i HeBepOaIbHUX MPoOIIeM (Bi3yanbHe
CIPUUHATTS) 3a mikaiow Mamiena, ol sik B rpyni TT'CK 3HM3UIMCH, 10 MPU3BEIIO
10 pi3Huli B 9,44 6anu mix rpynamu Ha pik (p<0,001).

Krniniuna edexkTuBHICTh Ta Oe€3meka JapoHiJa3W TMOPIBHSHO 3 HAWKPaIor
HiATPUMYIOUOIO TEPAMIE0 IS JTIKYBaHHS JOPOCIHX Ta JIITEH 13 MyKOIOIicaxapu1030M
I Tuny Oyna mpoananizoBaHa y cuctematuuHoMmy orisal (Jameson E, et al., 2019)
BHCOKOT METOJI0JIOT1YHOT AKOCTI. [lo orfisiy OyJsio BKIIFOUEHO Jiniiie 1 TOCTiKEeHHS 32
yuacti 45 mnaumieHTiB. 3a pe3yJbTaTaMU CHUCTEMAaTUYHOrO OTJsiAy, JIapoHijias3a
BUSIBUJIACh  ePeKTHBHOIO  micisd 26  TWKHIB  JIIKyBaHHS — MAI€EHTIB 3
MYKOIIOIicaxapuao30M | TUITy MOPIBHSHO 3 IUIane0o M0A0 3HMKEHHS 010XIMIYHHMX
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napameTpiB (CepeHe 3HIKEHHS eKckperii riiko3aminormikaniB (['AT) i3 ceuero Ha
54,1 % nopiBHSIHO 13 cepenHiM 30uTbIeHHsIM Ha 47,3 % y rpymi mnane6o (p<0,001))
Ta TIOKpAmleHHS (YHKI[IOHAIBHOI 3JaTHOCTI: JOCSATHYTO CTAaTHCTHYHO 3HAYYIII
MOKPAIICHHS Yy BIJCOTKaX IMPOTHO30BAaHOI ()OPCOBAHOI KUTTEBOI €MHOCTI JIET€HBb
(D®XKEJD) nopiBusHo 3 mianed6o, MD 5,60 (95% CI Big 1,24 no 9,96) 1 B TecTi
IIECTUXBUIIMHHOI X0Ab0M (cepeliHe moKpaieHHs Ha 38,1 mMeTpa y rpyIi JapoHijgasu,
p=0,039, npu BUKOpUCTaHHI NPOCHEKTUBHO 3ariaHoBaHOro AociaikeHHss ANCOVA),
MpoTe, T0KAa3Uu HU3bKOI AKOCTI 3a OL[IHKOIO aBTOPIB CUCTEMATUYHOTO OTJIsALy. Takox,
HakonuyeHHs1 ['Al" Oyio 3MeHIeHo, mo Oyio MiATBEPAKEHO 3MEHLIEHHSM 00’ eMy
MEUYIHKHU: cepeHii 00’eM TediHKu 3MeHIMBcs Ha 18,9% y rpymi japoHigasu Ta
30upIMBCA Ha 1,3% y rpymi iame6o, MD 20,00 (95% CI Bixg 8,93 no 31,07). He Gyno
CYTT€BOI PI3HMII Mk TpyHamMu 1010 BUHUKHEHHs o01unHux peakiii, OR 0,51 (95%,
CIBin 0,15 o 1,71).

BpaxoByrouw, 1110 BiAMOBITHO 0 MPOBEICHOI0 aHAJI3y KIIHIYHOI e(eKTUBHOCTI
Oy7I0 BCTAaHOBJICHO, IO 3TiAHO 3 MDKHAPOJHOI MPAKTHKOIO JIAPOHI/a3a € €IUHUM
JIKapChKUM  3aco00M il cHenudivyHOTO  JIKyBaHHSA  TMAIll€EHTIB 3
MyKoTmoJicaxapuao3oM | Tumy, y 3B'S3Ky 3 4UM HaWKpalia miATpuMyroda Teparis He
PO3TISAANAch SIK MEIUYHA TEXHOJIOTiSl TIOPIBHSAHHS JJIsl POBEACHHS aHATI3y BILTUBY
Ha MOKa3HUKHU OrKeTy, a y Haganux MO3 VYkpaiHu noJaTKOBUX marepiajax Juist
npoBeneHHs JepxkaBHoi OMT 3a ckopouYeHOI0 MPOUEAYPOI0 JIKApPChKOro 3aco0y
JapoHifa3a BIACYTHI JaHl MO0 KJIIHIYHO MIATBEPKEHOI MOMKJIMBOCTI MPOBEICHHS
TI'CK marmientam Ykpainu, yoBHOBaXX€HUM opraH 3 aepkaBHoi OMT 3a3Haugae, 1110
aHaii3 BIUIMBY Ha MOKAa3HUKHU OOJKETY JUIsi KOropTu 3 18 maiieHTiB Moxe OyTH
MPOBEJICHUM TMMIC/IS HaJaHHS 1H(OpMAIii MOA0 CTYMEHS TSXKKOCTI Ta KOEQIIEHTY
KOTHITUBHOTO PO3BUTKY MAIIEHTIB YKpaiHH.

AHami3 BUTpaT Ha OJHE BBEJICHHS Ta HA PIYHUHN KypC 3aCTOCYBaHHS JIApOHiAa3H,
a Takox BuTpat Ha mpoBeaeHHs TI'CK mist mikyBanHs Mykomnomicaxapuao3y | Tumy Ha
OJTHOTO TAIli€EHTa TOKa3aB, IO OJWH PIK JIIKYBaHHS OJHOTO JOPOCIOTO Malli€HTa
napoHifa3or crtaHoButh 10 522 672,16 tpH, onniei qutunu - 4 509 716,64 rpH,
BapTicTh npoBeneHHs anoreHHoi TI'CK Big poamHHOro noHopa ctaHoBuTh 2 043
417,39 rpH, Bl HEPOJUHHOTO - 2 652 918,31 rpH.

Butpatn Ha 3akymiBiIO JApoHIZa3W y paMKax <JIIF0YOTO CIICHApio» s
JIKYBaHHS KOTOPTH TalieHTiB (4 mopociux 1 14 mitTeil) 3a cTaHIapTU30BaHUM
miaxoa0M cTaHoBIATh 105 226 721,60 rpH, 3a iHauBiAYyamizoBaHuMm - 117 252 632,64
TpH.

3MoMeTbOBaHUN  BIUIMB Ha OIOKET JapoHifga3u OyJlo TOpPIBHSAHO 13
PEKOMEHJOBAaHUMH 3HAYCHHSIMHU IIIKAIH BIUTMBY Ha OFO/KET B YKpaiHi, BIATOBIIHO 70
aKTyali30BaHUX 3HAYEHb PEKOMEHJOBAHOI IMIKAJIM OILIIHKMA BIUIMBY Ha OIOJKET B
VYkpaiHi Ha miACTaBl AaHUX JEp>KaBHUX BUTpAT HA JIKAapchki 3acodu y 2021 poui, Ta
BCTAHOBJIEHO, 1110 IIPH 3aKYIIIBII JIAPOH1Aa3u, BILJIMB Ha OrO/KeT Ha 1 pik mpu 060x
MiIX0/1ax 70 po3paxyHKiB Oyjae BeaukuMm (Outbiie 100 MiaH T'pH), ajie MEHITUM 3a
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PEKOMEHIOBaHE MOPOTOBE 3HAYCHHS CTyTEHs (DiHAHCOBOI JOCTYITHOCTI, III0 CTAHOBUTH
176 muH rpH.

TakuMm 4nHOM, 3a pe3yJibTataMu poBeneHoi OMT 3a ckopouyeHoOI nmpoueayporo
Ha OCHOBI JaHUX 3 BIAKPUTUX J0Keped iH(opmarlii, 3acTOCYyBaHHS JapoHiAa3u
MPOJEMOHCTPYBaJIO €PEKTUBHICTh y MAIIEHTIB 3 MyKOMoJicaxapuao3oM | Tumy oo
3HIKEHHSI 3HIKeHHs ekckpeuii ['Al 13 ceuero B cepegnbomy Ha 54,1 % (p<0,001),
nokpaieHHs: nporHo3zoBanoi ®XKEJI na 5,6% (p=0,009) 1 MOKa3HUKIB TECTy
IIECTUXBUWIMHHOI X0Ap0M B cepeanbomy Ha 38,1 merpa (p=0,039) nopiBHSIHO 3
miamedo depe3 26 TUXKHIB, TOOTO 32 KOPOTKHM MPOMIKOK CIIOCTEpPEKEHHS. TaKoXK,
HakonuyeHHs ['Al" Oyno 3MeHIeHo, 1mo Oyio MiATBEPAKEHO 3MEHIIEHHSM 00’ eMy
nevyiHKd B cepeanboMmy Ha 18,9%, mpoTe, SKICTh BCIX OTPUMAHHMX JOKa3iB IS
pe3ynbTaTiB oOIliHEHa K Hu3bka 3a gomnomoror miaxoxy GRADE 3a pganumu
CUCTEMAaTUYHOTO OTJISIY.

ETnuni acmekTu niKyBaHHS MAI€EHTIB 3 MYyKoIojicaxapuao3oMm | Ttumy He
JO3BOJISIIOTh  TIPOBOJMTH  OUIBII  JOBTOTPHUBAI  NMPOCHEKTHUBHI  JTOCIIIKCHHS
3aCTOCYBaHHs JAPOHiAa3U B MOPIBHSIHHI 3 HAKPAIOIO MIITPUMYIOUOI0 Teparieto (abo
mare0o).

3acTocyBaHHs JIapOHIJa3W Yy MAallleHTIB 3 MyKomoiicaxapuao3om [ tumy
PEKOMEHJIOBAaHO MIKHAPOJHMMH HAyKOBUMH TOBAapHCTBAMH Ta YKPaiHCHKUM
yHI()IKOBAaHUM KIIIHIYHUM MPOTOKOJoM 2015 poky 3a yMOB JIOTpUMAaHHS KPUTEPIiB
npu3HayeHHs. CBoeyacHa [1arHOCTHKA MyKomoJiicaxapuaody | Tumy Ta paHHIN
no4atok (epMeHTHOI 3amicHOi Tepamii Oyne martu Kpaul pesyiabTatu. Henmomikom
dbepMeHTHOT 3aMICHOI Tepamii € TIOrTaHe TMPOHUKHEHHS JIAPOHINa3u 4Yepes
reMaToeHieaniuauii 6ap’ep, y 3B’SA3Ky 3 UMM BOHA HE BIUIMBA€ HAa KOTHITHBHUMN
PO3BUTOK, TOPYIICHHS SIKOTO HAWO1IbIIIe BUpaXKeHe TTpHu cuHapomi ['ypiep.

TI'CK npu cuaapomi ['ypiep pekoMeHm0BaHa y BITYU3HSIHUX Ta MIXXHAPOTHUX
JDKepenax, a TaKoX AMEpHKAaHCHKHM TOBAapUCTBOM 3 TpaHCIUIAHTAINI KpOBI Ta
KiCTKOBOTO MO3Ky 2015 poky, Ta € HallKpamiow CTpaTeriio MpH MPOBEASHHI 10 2,5-
pPIYHOrO BIKY Malli€HTa. 3a JaHUM 2-X PETPOCHEKTUBHHMX JOCIIIKEHb, 3aCTOCYBaHHS
dbepmenTHoi 3amicHoi Tepamnii pazom 3 TI'CK mokpaiye BuxkuBaHicTh OpotsiroMm 10
pokiB (HR=2,6; p=0,033), 3MeHmye kymynsiTuBHI Bunajaku rigpouedanii (0%
BUIAKIB IPOTH 27%) Ta KOMITpECii IMHHOTO BIAJAUTY CIMHHOTO MO3KY (16% BumaakiB
npotu 51%) B mopiBHAHHI 3 pepMeHTHOIO 3aMicHOIO Teparnieto (Eisengart et al., 2018)
Ta 3MEHIIIY€ MIBUAKICTD 3HMKEHHS MoKa3HUKiB [Q npoTsrom 2 pokis Ha 9,19 GaniB Ha
pik, p=0,031 B mopiBusu#i 3 umie TI'CK (Eisengart et al., 2013).

Jlaponinaza 3a0e3neuyeThcsi marieHTam B Ykpaini 3 2016 poky 3a naepskaBHi
komtu. Ha panmit uwac maponima3a BkimtoueHa y Ilepenmik mikapchbkux 3aco0iB,
MEIMYHUX BUPOOIB Ta JOIMMOMIKHHUX 3aCO0IB JI0 HHX, 1110 3aKYIOBYIOTHCS HA BUKOHAHHS
BIJIMOBITHUX yTOJ (JOTOBOPIB), YKJIAJIEHUX 0CO00I0, YITOBHOBAKEHOIO HA 3]IIHCHECHHSI
3aKyniBesib y cepi OXOpOHU 370pOB’Sl JUIsi BUKOHAHHS MPOrpaM Ta 3A1HCHEHHS
LEHTPAII30BaHUX 3aXOAIB 3 OXOPOHH 3/I0pPOB’s, IO 3aTBEPKEHUN IOCTAHOBOIO
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Kabinery MinictpiB Ykpainu Bim 7 Oepe3nst 2022 p. Ne 216 3 pospaxoBaHUMHU
BUTpATaMU Ha 3aKyMIBJIIO JTAPOHIIA3H ISl TIKYBaHHS KOTOPTH MAII€HTIB (4 JOPOCIUX
1 14 miteif) 3a iHAUBIAyaTi30BaHUM MmaxoaoMm - 117 252 632,64 rpH.

OTxe, Ha OCHOBI BHUIIE3a3HAYEHOIO Ta 3 ypaxyBaHHsAM KoHueniii po3BUTKY
CUCTEMHU HAJIlaHHA MEAMYHOI JIONOMOTH TMallleHTaM, SIKI CTPaKJAl0Th Ha PIAKICHI
(opdanni) 3axBoproBaHHs, Ha 2021-2026 pokH, 3aTBEPIKEHOI PO3MOPSIIKEHHIM
Kabinery MinictpiB Ykpainu Bing 28.04.2021 Ne 377-p, peKOMEHI0BaHO MPOJIOBKUTHU
3a0€3IeUeHHs] 3aCTOCYBaHHS CIHENU(pIYHOTO JIKYBaHHS JIApOHIAA300 MAIIEHTIB 3
MyKomoJicaxapuao3oM I tumy. Y 3B’s13Ky 3 BEIMKUMU BUTPATaMU OFO/PKETHHX KOIITIB
000B’SI3KOBUM € BpaxXyBaHHS KpUTEPIiB sl IPU3HAUCHHS Ta IPUITUHEHHS (EPMEHTHOI
3aMiCcHOI Teparii Ta MOCTINHUI MOHITOPUHT 31 300pOM peATbHUX KITHIYHUX JaHUX IS
OLIIHKY €()eKTUBHOCTI Tepallii 3a y4acTl MyJIbTHIUCIUILIIHAPHOT KOMaHAM (axiBIiB.

TI'CK a4 mauieHTiB 3 cuHApOMOM ['ypiiep Moke OyTH 3anpoBaJKEHa JIUIIE TPH
CTBOPEHHI CUCTEMU KJIIHIKO-1a00paTOPHOr0 CKPUHIHTY TAKUX MALIE€HTIB Y PAHHBOMY
Billl HA MIEPBUHHOMY PIBHI HaJlaHHS MEAMYHOI JOIOMOTH Ta 3a0€3MEeUYeHH]I YMOB IS
MPOBEICHHSI TPAHCIUIAHTAIlll KICTKOBOTO MO3KY JAITSIM PaHHbOIO BIKY.

Takox BaXXJIMBUMHU acTieKTaMu y c(epl OXOPOHHU 37I0pOB’s € OpraHizaiiis poooTu
I0/I0 BUSIBJICHHS HOC11B, TEHETUYHOTO KOHCYJIBTYBaHHSI Ta MPEHATAIBHOI J1arHOCTUKH
3 METOIO BUSIBJICHHSI PU3UKY HAPOJKEHHS JITEH 3 MyKOIOJI1CaXapHI030M.

5. Indopmanisi 010 CTPOKY il BACHOBKY YIIOBHOBAKEHOI'0 OPraHy:

BignosinHo no n. 21 [lopsiaky BUCHOBOK YMOBHOBa)KEHOI'O OpraHy CTOCOBHO
BIJIMOBIAHOT MEIUYHOT TEXHOJIOT1i BBAXKAETHCS YMHHHUM JO0 MOMEHTY IPOBEICHHS
HOBOI1 JICP’KaBHOT OI[IHKK MEIUYHOT TEXHOJIOT11.
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