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BucuoBok
YIIOBHOBA’KEHOI'0 OPraHy 3 AepP:KABHOI OLIHKU MeJIMYHMX TEXHOJIOTIH 3a
CKOPOYEHOI0 NPOLEeYPOoI0: inypcyabdasa

epowcasna oyinka MeOuuHUX MexXHON02Il 34 CKOPOUEHOI0 NPOYEOyPOI0 3a 36EPHEHHAM
MO3 Vkpainu nposedena ynoGHOBANCEHUM OP2AHOM 3 0EPHCABHOI OYIHKU MEeOUUHUX
mexHon02il 8i0n06ioHo 00 eumoe l[lopsadKky npogedents 0epiHcasHoi OYIHKU MEOUYHUX
mexHono02il, 3ameepodceno2o nocmauogoio Kabinemy Minicmpie Yxpainu 6io
23.12.2020 Nel300 ma cxnadaemvcsi 3 auanizy NOPIBHANbHOL edeKmueHoCmi
(pe3yrbmamusHocmi), be3nexku ma eniugy Ha O1dAHcem NKAPCLKO20 3ac00y HA OCHOBI
Oanux 3 GIOKpumux oOdxcepen iHGopmayii. BucHook ynosHosadcenozo opeamny 3
0epHcasHoi  OYIHKU MeOUUHUX MEeXHON02IU 3d CKOPOYEHOW Npoyedyporr Mae
pexomenoayiunuu xapaxkmep. Ilpeocmaeneni Oawi y GUCHOBKY € aKMYanbHUMU
CMAHOM HA 0amy 1020 Ni020Mo6KLU.

1. IndopMmauia npo aatry nNpoBedeHHS JAeP:KABHOI OLIHKH MeJIUYHUX
TEXHOJIOTIl 32 CKOPOYEHOI NPOUEAYPOI0 3asIBJIEHOI0 JIKApChLKOro 3acoly:
25.07.2022.

2. Inopmanis npo 3asBJjIeHUH JiKapCbKHUH 3aci0

1) naiimenyBaHHsa (npi3Bule, iM’si, M0 0aTbKOBi) 3asiIBHMKA Ta HAa3Ba
BHPOOHHKA JIIKAPCHKOIO0 32c00Y:

Cranom Ha 25.07.2022 B JlepsKaBHOMY PEECTPI JTIKapChKHMX 3ac00iB:!

EJIATIPA3A, koHLIeHTpAT 1Sl pO3YUHY Jisl iHy31i, 2 Mr/mit o 3 mut y ¢J1akoHi;
no 1 ¢gakoHy B KapTOHHIM KOPOOIIi.

! http://www.drlz.com.ua/


mailto:dec@dec.gov.ua
http://www.dec.gov.ua/
http://www.drlz.com.ua/

Ioypcynvghasza ons nikysanns nayienmis 3 myxonoaicaxapuooszom Il muny, 25.07.2022

BupoOnuk — Hlaitep @apmacerorikan3 [pmanais Jlimiten, Ipranmis.

3asBHuk — [laiiep @apmacerotikans Ipnanais Jlimiten, [pnanmgis.

2) TOproBeJibHa HA3Ba JIKAPCHKOI0 3ac00y:

EJIATIPA3A

3) Mi’)kHAPO/HA HENATEHTOBAHA HA3Ba a00 CHHOHIMIYHe HAlIMEeHYBAHHSA:

Inypcynbdaza/idursulfase

4) ckyajx JikapcbKOro 3aco0y (iro4i Ta J0NMOMIXKHI pe4OBUHH):

oitoua peuosuna: idursulfase; 1 M MICTUTB 1Iypcyibdasu 2 MrT;

O0ONOMIJICHI peyosuHu: HATPIIO XJIOPHU, HaTpito TiapodocdaTy remTariipar,
HaTpito AuriapodocdaTy MOHOTIIpAT, moicopoat 20, Boxa Juist 1H’ €KITIH.

5) popma Bunmycky:

KOHLIEHTpAT AJI pO3UMHY JUIs 1H(Dy3i1it, 2 mr/mut o 3 mut y ¢uiakosi; o 1 hmakony
B KapTOHHIN KOPOOIII.

6) cnocid 3acTocyBaHHS JIKAPCHKOIO0 3aC00Y:

[Ipenapar Enampaza 3acTOCOBYIOTH Mij HarjsioM Jiikaps ab0 MeACECTpH, SKi
nobpe o013HaH1 y JIIKyBaHHI MyKormnojicaxapuao3y Il Tumy aGo 1HIIUX CHaaKOBUX
MeTa0O0IIYHUX TOPYIIEHb.

[Ipenapar BBOmsATH B 031 0,5 MI/KrT Macu Tula IMIOTHXKHS IIISXOM
BHYTPIITHBOBEHHOT 1H(DY311 TPOTATOM 3-TOJAMHHOTO NIEPioay, AKUH MOYKHA ITOCTYIIOBO
CKOpOUYYBaTH 10 | TOIWHMU, SAKIIO Y MAaIliEHTa HE CIIOCTEPIratoTh 1HQY31iHI peakiii.

Koxen ¢uakon 3 mpenaparom Enanpasa npuzHaueHuil TUIBKH IJ1s1 OJTHOPA30BOTO
BUKOPUCTAHHA 1 MICTUTh 6 MT igypcynbdaszu y 3 Mo po34MHY. [Ipenapar Emanpasa
MpU3HAYEHUW I BHYTPINIHBOBEHHOI 1H(DY31itHOI Tepamii 1 mepen 1HQY31HHEM
3aCTOCYBaHHSM OOOB’S3KOBO PO3BOJMUTHCS Yy PO3UMHI HaTpito xyopuay 9 mr/mia (0,9
%). PexoMeHny€eThCsl BBOAUTH 3arajibHUi 00’ €M 1H(Y31i, BAKOPUCTOBYIOUH JIHIAHUN
¢iuneTp 3 giamerpom nop 0,2 mxm. He cnig BBoguTu Enamnpasy 3a HasiBHOCTI 1HIIMX
npenapariB B iHY31iHII TpyO1Ii.

HeBukopucranuii mikapcbkuit 3aci6 a00 HOTo 3aIMINKHU CITIT YTUII3yBaTH 3TiTHO
3 MiCIICBUMU BUMOTaMH.

Mo>xnuBICTh TIpOBeICHHS 1H(Y311 BJjoMa MOKe OyTH PO3TISHYTA JJIS MAIlIEHTIB,
SK1 TMPOTATOM JEKITBKOX MICSIIB OTPUMYBAIH JIIKYBaHHS B MEAMYHOMY 3aKjiaai Ta
MaloTh JIOCTaTHIN piBeHb mepeHocuMocTi A0 iHdy3ii. [IpoBenenns iHdy3iit Bgoma
HEOOX1THO MPOBOAMTH 111 HATJISJIOM JIiKapsl.

Hayienmu nimuvo2o 6ixy

KiiHiuyHMI AOCB1A MPU3HAYEHHS JIIKApChKOro 3ac00y MalieHTaM BIKOM MoHaf 65
POKIB BIICYTHIH.

Tlayienmu 3 nopywenHsam hyuKyii HUPOK Yu ne4iHKu

KniHiuHui 70CB1A MPU3HAYEHHS JIIKApChKOro 3ac00y MalieHTaM 3 MOPYLIEHHM
(GyHKIIT HUPOK YM TIEY1HKHU BiJICYTHIM.

Jimu.

[Ipemnapat 3aCTOCOBYIOTH JITSAM Ta IMIJIITKaM B OJHAKOBIHM 3 qopociaumu 11031 0,5
MI/KI MacH TUJIa MIOTHKHS.
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7) indopmanis Npo HAABHICTH AePKABHOI peecTpauil JikKapcbKoro 3acody B
Ykpaini:

EJIATIPA3A, peectpauiitne nocBiguenHss Ne UA/13360/01/01, tepmin aii 3
21.03.2019 mo 21.03.20242.

EJIATIPA3A, peectpauiitne nocBiguenHss No UA/16972/01/01, tepmin aii 3
08.10.2018 mo 31.03.20233,

EJIATIPA3A, peectpamiitne nocigueHHss No UA/17554/01/01, tepmin aii 3
20.08.2019 1o 31.03.2023%.

8) ¢apmakosioriuna ais Jikapcbkoro 3aco0y Ta KoOI 3a aHaATOMO-
TepaneBTHYHO-XiMiuHOI0 Kiaacudikamierw: 3acobu, 10 BIUIMBAIOTH HA CUCTEMY
TpaBieHHs Ta MeTabomizm. epmentu. [nypeynbdaza. Koqg ATX A16A B09.

9) moxka3aHHA 10 MEAUYHOI0 3aCTOCYBAHHS, 3a IKUM M0AaBAJIACH 3a5BAa:

JlepkaBHY OIIIHKY MeAWYHUX TexHoJori (mam - OMT) mnpoBeaeHo 3a
CKOPOYEHOI Npoueayporo 3a 3BepHeHHIM MO3 VYkpainu, mo He nependadano
nojaHHs 3asiBU. Y JUCTI 3BepHeHHI MO3 BU3HAYEHUM MOKA3aHHSM JJIsl OJIaIbIIOTO
nposeneHHs Aep:kaBHOi OMT 3a ckopoueHOI0 MPOLEAYPOIO € JIIKYBaHHS IMAaII€HTIB 3
Mykonosicaxapuaozom Il tumy.

10) nokazaHHA 10 MeAMYHOI0 3aCTOCYBAHHS BIANOBIHO 10 iHCTPYKUIil 115
MEJIMYHOI0 3aCTOCYBaHHS, 3aTBepMkeHoi MO3, 3a HasfBHOCTI [epKaBHOI
peecTpanii JikapcbKoro 3acody B YKpaiHi:

[Tpenapar Enanpasa moka3anuii 1yist TPUBAJIOTO JIIKYBaHHS XBOPUX 3 CHHAPOMOM
Xanrepa (Mmykomnomicaxapuao3om Il tury).

11) indopmaniss Npo HAABHICTH INMOKA3aHb [0 MEIMYHOI0 3aCTOCYBaHHA
JIKaPCHKOro 3aco0y AJi1s1 BAKOPUCTAHHS MiJ 4YaC HAJAHHA MEAUYHOI J0MOMOIH
NP CTAHAX, 110 3a3HAa4YeHi Y NPiOPUTETHUX HANIPAMAX PO3BUTKY cepH 0XOpPOHU
310POB’si:

VY nwucti 38epHeHH1 MO3 3a3HaueHo, 1110 HA BUKOHAHHS MIANYHKTY 3 MyHKTY 4
nocranoBu KaGinery MinictpiB Ykpainu Big 23.12.2020 Ne 1300, a Takok miAMYyHKTIB
5 nynkry 8 Ilopsiaky mnpoBefeHHS AEpXKaBHOI OIIHKM MEIUYHUX TEXHOJIOTIH,
3aTBepeHoro nocranoBoro Kabinery MiunictpiB Ykpainu Big 23.12.2020 Ne 1300,
MO3 npocuTh NpOBECTU AEP>KABHY OLIIHKY MEIUYHUX TEXHOJIOTIH 3a CKOPOYEHOIO
MPOLIETyPOI0 IIO/0 JIKAPChKOro 3acoly imypcyibdasza st JIKyBaHHS MAI[IEHTIB 3
mykonosicaxapuaozoM Il tumy (mani - MIIC II tumy).

MIIC II tumy BXOauTh A0 TEPENiKy pPIAKICHUX (OppaHHUX) 3aXBOPIOBAHbD,
3arBepkeHoro Hakazom MO3 Vkpainu Bix 27.10.2014 Ne 778, 3apeecTpoBaHOTO B
MinictepcTsi octuiii Ykpainu 13 muctomanga 2014 p. 3a Ne 1439/26216.

3. BHCHOBOK YNOBHOBA:KE€HOI0 OPraHy HIOAO0 Pe3yJbTATiB NOPiBHAJILHOI
epexTUBHOCTI (Pe3yJIbTATMBHOCTI), 0Oe3leKH, e(PeKTUBHOCTI BHUTPAT Ha
JiKapCcbKUi 32¢i0 Ta aHAJIi3y BIUIMBY HA OKA3HUKHU OI0:KETY

1) naHi MO0 NPiIOPUTETHOCTI 3AXBOPIOBAHHSA (CTAHY)

2 http://www.drlz.com.ua
* http://www.drlz.com.ua
4 http://www.drlz.com.ua
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MIIC II tuny ab6o xBopoba XaHTepa — 1€ PIAKICHE CIAJKOBE METa0OJIIuyHE
3aXBOPIOBaHHS 3 TPYNU JI30COMHUX XBOpPOO HAKOMMYEHHs, IMOB'i3aHe 3 X-
XpOMOCOMOIO, Ta BUKJIMKaHE JediUTOM (PEpMEHTY 1aypoHinar-2-cyib(parasu, 110
HEOOXITHUM I po3majy Tiiko3amiHoriikaHiB. [ediuur wporo Qepmenrty
MIPU3BOAUTHL A0 HAKOMWYEHHS TJ1KO3aMIHOTJIIKAHIB Yy TKaHWHAX yChOTO OPraHi3My.
Haiibinpiie crpakaaroTh IpU IIbOMY HOPYIIEHHI MMEYiHKa Ta celie3iHKa, Y MCHIIIOMY
CTYyTEHI — IIKipa, KICTKU, XPSIIl, 3B'I3KH, KJIAIMaHU CEePIIsl, UXaIbHI IUIIXH, MO3KOBI
000J10HKH Ta poriBka. e 3axBoproBaHHS 3yCTPIYAETHCS MEPEBAXKHO Y YOJIOBIKIB, ajie
HOTO CHMNTOMH TaKOX BIIMIYAIUCH Y JICSIKUX KIHOK.

[Tposieu MIIC 11 tumy MOXyTh BKIIIOUATH HeE3amajbHy CKYTICTH CYrjoOiB i3
CYIyTHIM OOMEXKEHHSIM PYXiB; OIpyOiHHS PUC OOJIWYYS, BKIIOYAIOYM TOTOBIIEHHS
ry0, si3uKa (Makporjocis) 1 Hi3ApiB. Y XBOpUX AITEH Tak0oX MOXKe OyTH aHOMAaJbHO
BEJIMKA rojioBa (Makpouedais), KOpoTKa U Ta MIHUPOKa IpyJHA KIITKA, 3aTPUMKa
Mpopi3yBaHHs 3y0iB, IPOTpecyroya BTpaTa CiyXy, 301IbIIEHHS EYIHKU Ta CEJIE31HKU
(remarocruieHOMeranis), ypaKeHHsl CEepLEBUX KialaHIB Ta MPOrpecyroda 3aTpUMKa
pOCTy, 110 TPU3BOAUTH O HU3BKOTO 3pOCTY”.

3a nmaHuMu YHI(IKOBAHOTO KIIHIYHOTO NPOTOKOJIY NEPBUHHOI, BTOPUHHOI
(cmerianmizoBaHoi) Ta TPETHHHOI (BHCOKOCTEIAAI30BaHO1) MEIUYHOI JIOIMOMOTH
“Myxonomnicaxapuno3 Il tumy” (3aTtBepmkenuit Hakazom MO3 Vikpainu Bia
23.02.2015 Ne90°) kniniunuii mepebir miei XBOpoOK 3HAYHO PO3PI3HAETHCA B OKPEMUX
narieHTiB. HaltgacTimoro € HeiiponaTuuHa ¢popMa 3 IEpeBaKHO TSKKAM MTEpedirom,
sKa TIOYMHAETHCS Y paHHBOMY BiIll Bixm 1 70 4 pOKIB i3 3aly4eHHSM IICHTPAIBHOI
HEpPBOBOI CHUCTEMH, IO MPHU3BOJUTH JO 3HWKEHHS KOTHITMBHOI (QyHKLII Ta
nporpecyrouoi Heitpojierenepaiiii. [{e € Baxxka nporpecyroua popma MIIC II Tumny, sixka
MPU3BOJIUTH A0 CMEPTI, SIK paBuio, y Biul B 10 g0 20 poxis.

HeneiiponaTuuna popma noynmHaeThCs MI3HIIIE 1 XapaKTEPU3y€EThCS TOBIILHUM
nporpecyBanHsM. Ll dopma HEe CympoBOIKYEThCS ab0 CYNpPOBOKYETHCS JIUIIE
HE3HAYHUM YPa)KCHHSIM IEHTPaIbHOI HEPBOBOI CHCTEMH, TOMY KOTHITHBHI (PyHKIIii
3ayIMIIarThes 30epexeHnM. IlamienTu 3nebubmoro goxuBaoTh 10 50-60 pokis, ane
OyJu 3apeecTpOBaHi BUMAJAKU CMEPTI HAMPUKIHII MUTITKOBOTO BIKY.

3a mopkHaponHoro kiacugikaniero BOO3 MKX-11 MIIC Il tuny mae kop
5C56.31 (Mucopolysaccharidosis type 2)’.

3a 1HdopMmaiiero 0a3um JAaHUX PIAKICHUX 3aXBOPIOBaHb aMEPUKAHCHKOI
HEKOMepIiiHO1 opraHizamii ‘“HarjioHanbHa oprasizaiis 3 piAKICHUX 3aXBOPIOBAHb
(National Organization for Rare Disorders, NORD)? MIIC II tuny 3ycrpiuaerncs
npuosm3Ho Bix 113 100 000 1o 1 13 170 000 HOBOHAPOHKEHUX XJTIOMTYHUKIB.

3a JaHUMU BIOKPUTOTO JDKepena iHdopmarlii mpo piaKiCHI 3aXBOPIOBAHHS
OrphaNet’ cranom Ha uyepBenb 2019 poxy nommpenicts MIIC II Tumy cTaHOBHTH
npu6au3Ho 1-9 Bunaakis Ha 1 000 000. ITommpenicte MIIC II Tuny npu HapoKeHH1

> https://rarediseases.org/rare-diseases/mucopolysaccharidosis-type-ii-2/

¢ https://www.dec.gov.ua/mtd/mukopolisaharydozy/

7 https://icd.who.int/browse 1 1/1-m/en#/http%3a%2 %2 fid.who.int%2 ficd%2 fentity%2 1056274204
8 https://rarediseases.org/rare-diseases/mucopolysaccharidosis-type-ii-2/

% https://www.orpha.net/consor/cgi-bin/index.php
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B €Bpomni ctanoButs 1/166 000. [Tporno3 aysxe Bapiadbensuuii. [1pu Baxkiit opmi (60-
80% BUIAJIKIB) TPUBAIICTD KUTTS MOMITHO CKOPOUYETHCS, CMEPTh 3a3BUYAll HACTA€E
710 25 pOKIB, 4acTO B PE3yJIbTATI CEPLEBO-PECHIPATOPHUX YCKIaaHEHb. [Ipu nerkii

(GbopMi naieHTH MOXKYTh I0KUBATHU JI0 JOPOCIIOTO BIKY, IHOA1 HaBITh OuTbIIEe 60 pOKIB.

3a nanumu Kanazncbkoro TOBapuUCTBa MYKOIOJICaxapuao3iB 1 CHOPITHEHUX

saxsoproBanb'’ mommpenocti MIIC Il tumy cranosuts Bix 1 i3 100 000 xo 1 i3 150

000 40OBIKIB.

3ritHo 3 HamioHankHUM MPOTOKOJIOM IOAO JIIATHOCTHKK Ta JIKyBaHHS
MYKOITOJIicaxapua03iB, sIkuii omyOsikoBanui HarloHaapHUM yNpaBIiHHAM OXOPOHH
3nopoB's @paniii (Haute Autorité de Santé, HAS) B munni 2016 poky 3aXBOpIOBaHICTb
Ha MIIC II tumy omintoerbest B 1:80 000 xmomumkiB. [yxe pinko Oynu omnucani
Bunaaku MIIC Il Tumy y miBuar.

BignoBigHo 10 gaHux, HagaHuX y Aonatky jao gucta MO3 Big 09.06.2022 No25-
01/12931/2-22, ctanom Ha 2022 pik kuibkicTh namieHTiB 3 MIIC I Tuny cknanae 27
0ci0 (4 qopociaux marieHT 1 23 mitei).

Cnig Big3HauuTH, 10 po3nopsmxeHHsM KaOinery MiunictpiB Ykpainu Big 28
kBiTH 2021 p. Ne 377-p Oyna cxBasieHa Kouuerniii po3BUTKY CHUCTEMHU HaJIaHHS
MEIUYHOI JIOTIOMOTH TaIlleHTaM, sKI CTpaXkJaroTb Ha piakicHl (opdanHi)
3axBoproBanHs, Ha 2021-2026 poxu!! (mami - Komnemuis). Mera Konnemmii -
3MEHIIIUTA CMEPTHICTh B piIKiCHUX (Op(aHHUX) 3aXBOPIOBAHb, MIABUIIUTH SKICThH
KUTTS TAIIEHTIB, SKI CTPaXXIAarOTh Ha PIAKiCHI (opdaHH1) 3aXBOPIOBAHHS, MUITXOM
3a0e3MeyeHHs CIPaBeIMBOTO Ta PIBHOTO JOCTYMY 10 SIKICHOT MEAMYHOI JOMOMOTH
TaKUM [alll€eHTaM, 30KpeMa [0 SKICHUX, €(DEKTUBHHUX Ta O€3MEeYHUX JIKAPChKHUX
3ac001B ISl JIKYBaHHS pIAKICHUX (Op(aHHMX) 3aXBOPIOBaHb, 10 MEAUYHHUX BUPOOIB
Ta NPOAYKTIB CHELialbHOTO JIKYBAJBHOIO Xap4yyBaHHS, @ TaK0X ICHUXOJOTTYHOTO
cynpoBoay. BiamoBimno g0 Konmemnmii YkpaiHa B3sjia Ha cebe 3000B’si3aHHS
3a0e3MeunT MallieHTaMm, siKi CTpa)XAaroTh Ha piakicHi (opdaHHI) 3aXBOpPIOBaHHS,
3axoau 3 MPOQIIAKTUKM TaKUX 3aXBOPIOBaHb, OpraHi3allifo HAJaHHA MEIHYHOI
JOTIOMOTH, Oe3MepepBHUN Ta OE30IJIaTHUM JOCTYN J0 HEOOXITHUX JIKapChKUX
3ac00iB, MEIMYHUX BUPOOIB Ta BIIMOBIIHUX XapUYOBHUX MPOAYKTIB IS CIIEIiaIbHOTO
JKYBaJIbHOTO Xap4yyBaHHSI.

2) faaHi 1MOA0 [JOCTOBIPHOCTI Pe3yJbTAaTiB MOPIBHSAVILHOI KJIIHIYHOI
epexTBHOCTI Ta 0Oe3meKkW 3asBJICHOI0 JIIKAPCHKOro 3aco0y. Omnmc
(mpeacraBJieHHS) 3a3HAYEHHUX Pe3yJIbTATIB

3 METOI0 aHaji3y JaHUX KIIHIYHOT e(EeKTUBHOCTI Ta 0e3MneKu 11ypcyiabda3u 1is
nmikyBanHs mamieHtiB 3 MIIC Il tumy npoBeneHO TNONIYK TPETHUHHUX JDHKEpem
iH(dopMarllii o0 JOKA30BUX JaHUX Yy Taly3eBUX CTaHAapTax y cdepi OXOpOoHU
3I0pOB ' YKpainu, Ha caliTaX MIXKHApOJAHHUX PO UIBHUX OopraHizaiii, y 6a3ax qaHux
PubMed, The Cochrane Library database, Trip Database.

1% https://www.mpssociety.ca/what-is-hunter-syndrome/
" https://zakon.rada.gov.ua/laws/show/377-2021-p#Text
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B pesynpraTi mpoBeneHOro MOIIYKY 3HAWIEHO HACTYIMHY iH(OpMAIio 010
TPETUHHUX JKEPE:

Iany3eBi cranaapT y cdepi 0XOpoHHU 310pOB 1 Y KpaiHM:

B Peectpi Menuko-TEXHOJIOTYHUX JOKYMEHTIB 31 CTaHJapTU3allli MEIU4YHOl
JOTIOMOTH HasiBHUW Y HI()iKOBAHMM KJIIHIYHUI NMPOTOKOJ NEPBUHHOI, BTOPHMHHOI
(cmenianizoBaHoi) Ta TPETHHHOI (BHCOKOCHENiaJi30BaHOI) MeAMYHOI JONMOMOTIU
“Myxomnoiicaxapuao3 Il Tumy”, 3arBepmkenuii Hakazom MO3 VYkpainu Bif
23.02.2015 Ne90!2,

Hiarao3 MIIC II Tumy BCTaHOBIIOETHCS Ha IMiACTaBl BUSABIICHHS HEJOCTATHOCTI
AKTUBHOCTI BIJMOBIJTHOTO JII30COMHOTO (DepMEHTY 11ypoHaT-2-cyibhaTa3u y 3aKiaii
OXOpPOHM 37I0POB’sl, BU3HAUCHOMY MJIsi HaJaHHS MEIUYHOI JOIIOMOTH Malll€eHTaM 3
MIIC II tuny.

Crneuudiuanm meroaoM JikyBaHHsaM MIIC II tTuny € npuzHaueHHs: pepMEeHTHOI
3amicHoi Teparnii (P3T) 3 BUKOpHUCTaHHAM JIIKapChKOT0 3aco0y iaypceyibdasza. Meroro
O3T € 3MeHUIEHHS COMAaTUYHUX MPOSBIB 3axBopioBaHHsA. Ha naHuii MOMEHT He
OTPUMAHO JOCTATHBOI KIUIBKOCTI JaHuX 1po BB P3T Ha cUMOTOMH ypa)K€HHS
[HHC. 1Ile mnor’s3aHO0 3 HEMOXIHUBICTIO JIIKAPCHKOTO 3ac00y TMEpPeTHYTH
rematoeHneamniuauii  0ap’ep. IlmanmyBanns @O3T cnig noynMHATH B MOMEHT
MOCTAHOBKHU J1arHO3Yy, 1 BOHO IMOBMHHO OYTH YaCTHHOI KOMIUIEKCHOI MporpaMu
JKyBaHHSI.

Kpurepii BkioueHnHs s nposeaeus O3T

1. JlaGopatopHO TiATBEpIKEHA HEAOCTATHICTH/BIACYTHICTh AKTHBHOCTI
JT30COMHOTO  (pepMeHTy 1aypoHarcyibdaTa3u, BHU3HAYEHOI B JIEHKOIUTaX 3
BU3HAYCHHSIM PIBHSA MPUHANMHI 1€ OJHOTO I1HIIOrO CyJb(aTa3zHoro (GpepMeHtry, 3
METOI0 BUKJIFOYEHHSI MHOKMHHOI CyJIb(aTa3HOi HEJOCTATHOCTI.

2. Bik marienTa — 10 'STH POKIB HE3aJIEKHO BiJI CTaTI.

3. Bik maiieHTa — T’STH POKIB 1 CTaplie, 32 YMOBH BIJICYTHOCTI CHMIITOMIB
3HIDKEHHSI KOTHITMBHOI (DYHKINI Ta IHIIUX CHUMIITOMIB MPOTPECYIOYOr0 YPaKeHHS
[EHTPAJIbHOI HEPBOBOi CHCTEMH Ha IIJICTaBl JOCHIHKEHHS IHTEIEKTYyalbHOTO
PO3BUTKY Malli€HTA.

Kpurepii BukiaoueHns (npununenus) ®3T

1. BupakeHI CHMNOTOMH YpaK€HHS HEPBOBOI CHUCTEMH 3 MPOrPECyOYHM
(dhopMyBaHHSIM KOTHITUBHOT HEIOCTATHOCTI.

2. InpuBinyansHa HeniepeHocumicTh O3 T (BupaxkeHi ajgepriyHi peakilii, HoB's13aHi
13 3aCTOCYBaHHSIM JIIKAPCHKOTO 3ac00Yy).

3. HasgBHICTh y malfi€eHTa CYIyTHHOT'O 3arpO3JIMBOTO JUIS KHUTTS 3aXBOPIOBAHHS,
npu sikomy O3T He BIUIMHE HA MPOTHO3 (HATPUKJIIA], OHKOJIOTTYHE 3aXBOPIOBAHHS).

4. 3umxenHs kor"iTuBHO1 QyHkuii y mireid 3 MIIC II Tuny Bikom crapuie 5-tu
POKIB, MIATBEP/IKEHE pE3yJIbTaTaMH JOCIIKEHHS 1HTEJIEKTYaJIbHOIO pPO3BUTKY
MaLIEHTA.

12 https://www.dec.gov.ua/mtd/mukopolisaharydozy/
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5. HasBHICTH O3HAK MpOTrpecyBaHHs 3aXBOPIOBAHHS, HE3BAKAIOUH HA IPOBEICHHS
@3T.

6. BigmoBa 0aThbKiB JUTHHH/3aKOHHOTO MPEICTABHUKA MallieHTa a00 JUTHUHHU, KA

nocsiria Biky 14 pokis, Big npoBeaeHHs @3T, pekOMEHI0BAHOI JIKYIOUUM JIIKapeM
CXEeMH JJ03yBaHHs Ta rpadiky BHyTPIIIHBOBEHHUX BIMBaHb, MiITBEPI KEHA TUCbMOBO.
Ominka edextuBHOCTI P3T MPOBOAUTHCS HE paHillle, HXK depe3 6 MICSIIB 3
MomeHTy mnouatky ®3T, 6e3 mopyiieHHs MPU3HAYEHOI CXEMHU JIIKYBaHHS Ta JI03U
npemnapary, sSIkuii 3aCTOCOBYEThCHL.

Kpurepisamu edpexruBnocti @3T e:

a) 301IbIIEHHS PyXOBO1 aKTUBHOCTI (TECT 6-XBWJIMHHOI XOJ1b0U Ta 301JIbIIICHHS
00’eMy TTaCUBHUX PYXIB Yy CyTJio0ax / po3MipiB Jialma3oHiB pyXiB y Cyriobdax);

0) 3MEHIICHHS PO3MIpPIB IMEUIHKUA Ta cele3iHku 3a jganumu Y3Jl abo MPT
YEepEeBHOI IOPOKHUHUY,

B) TMO3UTHBHA JWHAMIKa TEMIB (I3UYHOTO PO3BUTKY (3OUIBIIECHHS 1
HOpMaJTi3aIlisl 3pOCTy Ta MacHu Tijia XBOPOTO);

') HOpMaJti3allisi CHy;

1) 3MEHILEHHS EeKCKpelli TJII0KO3aMIHOIJIIKaHIB B JI0OOBIA cedi XBOPOTO
(BU3HAYa€THCSA ABIYl HA PIK).

Jlikapcbkuit 3aci0d igypcynb(daza He BKIIOYEHUN 70 4YMHHOro 14 BUIycKy
lep:kaBHOro ¢QopmyJasipa Jikapcbkux 3aco0iB (Hakaz3 MO3  Vkpainu Bin
13.06.2022 Ne 101113).

MixkHapoaHi KJIIHiYHI HACTAHOBM Ta HACTAHOBHM HAYKOBMX TOBAPHUCTB
IHIIUX KpaiH:

1. €BponeiicbKi pexoMeHaauil IS AIarHOCTUKH TA
MYJbTHAUCHMILIIHAPHOTO JIKYBaHHSH PIAKICHOTO 3aXBOPIOBAHHA:
Myxkonoaicaxapuao3 II tumy, 2011 pik (Mucopolysaccharidosis type II: European
recommendations for the diagnosis and multidisciplinary management of a rare
disease, 2011)".

3azguuait  gna  gikyBanHa MIIC Il tumy BukopuctoByerbcss D3T
peKOMOIHAHTHOIO 1IypoHaT-2-cyabdaTazoro (ixypcynbdasa). Takoxk 3aCTOCOBYHOTHCS
Takl anbTepHATUBHI METOJU JIKYBaHHA, SIK TPAHCIUIAHTAILsl CTOBOYPOBUX KJIITHH 3
BUKOPUCTAHHSAM MyMOBUHHOI KPOBi, KDOBOTBOPHUX KIIITHH MepudepudIHoi KpoBi abo
KICTKOBOTO MO3KY, aJie, CXOe, JaHl METOJU JIIKyBaHHS MalOTh OOMEXKEHY KIIHIUYHY
kopucth i marieHTiB 13 MIIC II Tumy 1 moB’s3aHl 3 CEpPHO3HUM PHU3HKOM
3aXBOPIOBAHOCTI Ta CMEPTHICTh. ¥ 0ararbox IEHTPax TPAHCILIAHTAIlIS CTOBOYPOBUX
KIIITUH Oinblie He npononyeTbes gk Teparis MIIC 11 tumy, xoua ciif 3a3Ha4UTH, 110
JiTeparypa MICTUTh YIEpEDKEH1 JaHl 4epe3 MOBIJOMIIEHHS IpO JyXe IoraHi
pe3yibTaTH y NALI€HTIB, SIKI OTPUMYBAIM JIKyBaHHA HICJIs IMOYATKy 3HAYHOTO
KOTHITUBHOTO TMOTIPIICHHS (OYMKA KOHCEHCYCY).

depMeHTHA 3aMicHa Teparis

13 https://www.dec.gov.ua/materials/chinnij-vipusk-derzhavnogo-formulyara-likarskih-zasobiv/

' https://www.ncbi.nlm.nih.gov/pmc/articles/PMC3223498/
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Inypcynbdaza mokazana st TpuBajoro JikyBaHHA maunieHTiB 13 MIIC Il
Inypcynbdazy caig BBOAUTH HIOTHXHS y 1031 0,5 MI/Kr macw Tijga OUIIXOM
BHYTPIIIHbOBEHHOI 1H(Y31i npoTsiroM 3 roguH. Xoua B iHPopMallii Npo TpU3HAYEHHS
npenapary 3a3Ha4eHo, 110 nepiof] iHdy3ii MOkKHA TOCTYIMOBO CKOPOTUTHU 70 1 TOaUHU,
AKIIO HE CIIOCTEPIraeTbcs MOOIYHUX peakiliii, MOB’s3aHUX 3 1H(PY31€I0, ICTOTHE
CKOpOYCHHS yacy iH(}y31i HeOakaHO, OCKUIBKHU 1€ MOXE ITIIBUIITUTH PU3UK PO3BUTKY
peakIiii moB’ss3aHux 3 1HPY3I€0 (OyMKa KOHCEHCYCY).

PexomeHnpariii 1mo/10 nmovyaTky Ta 3aKiH4eHHs JIIKyBaHHS. Y 0arathoX Mali€HTiB 13
MIIC II Tuny no Biky 20 pokiB pO3BHUBAIOTHCA MOTEHILIMHO HEOE3MEUH1 AJIS SKUTTS
IPOSIBU 3aXBOPIOBAHHS, TOMY Ba)KJIMBO CBO€YACHE JIIKyBaHHS. B3aeM03B 30K MiX
MPOTPECYIOUNM HAKOIMMYEHHSAM TJIFOKO3aMIHOTJIIKaHIB 1 KIIHIYHUMH TPOSIBAMU TIPH
MIIC II tumy € BaromuMm aprymentoMm st modatky ®3T skomora padimie micis
BCTAHOBJICHHS JI1arHO3Y (OymKa koHcencycy). KiiHiuH1 BUIpoOyBaHHS 11ypcyabdazu
IIPOJIEMOHCTPYBAJIM KIIIHIYHI MEepeBaru JiIKyBaHHs Yy MAIlEHTIB CTaplle 5 pOKiB, ajie
nocsig 3acrocyBanHss ®3T y giteil Mosoamoro BiKy 3pocrtae. Jleski HalloHaJIbHI
pekoMmeHaaIli pekomMeHayroTh posnounHatd DO3T BciM marieHTam 3 O010XIMIYHO
niaTBepakeHum niarnozom MIIC II tuny, BKiIIo4arouu THX, XTO MOJIOAIIE 5 POKIB.

Inypcynbdasza He npoHukae yepe3 remaToeHueaniuauii 6ap’ep. Takum yuHOM,
JIKyBaHHS HE BIUIMHE Ha KOTHITHMBHI Ta moBeAinkoBi nposBu MIIC II tumy. Tum He
MEHIII, HaBITh JJIA MAIEHTIB 13 MporpecyrodnuM 3axBoproBaHHsIM O3T Moke 3HAYHO
MOKPAIIUTH SIKICTh JKUTTS Yepe3 MOKpAIEHHS AUXajibHOi (YHKIII, 3MEHIICHHS
MPOSIBIB OpraHOMETajii Ta MOKPAIICHHS PyXJIUBOCTI CyrJIO0iB. Y Heskux KpaiHax
PEKOMEHTY€EThCSI, MO0 PIIIEHHS PO TTOYATOK JIKyBaHHS MMAIIEHTIB CTapIe 5 pOKiB, Y
SAKUX YK€ € O3HaKM 3HAYHUX KOTHITUBHHUX TOPYIIEHb, MPUHAMAB KIHIIUCT MiCIs
obroBopeHHs 3 0aTbkamu quTuHU. Yepes rereporenny npupoay MIIC II Tumny Ta pizHy
IIBUJKICTh TMPOTPECyBaHHs, € AOUUIbHUM 3anponoHyBaTd ®3T BciM maiieHTam
NpOTAroM IoHaMeHme 12-18 micsuiB, micisg 4oro Mae OyTH NMPUNUHATO PIIICHHS
11010 TPOJIOBXKEHHS JIIKYBaHHS (0yMKa KoHceHcycy). Bylb-K1 03HaKH TPOrpecyBaHHs
3aXBOPIOBaHHs IIEHTPAJbHOI HEPBOBOI CHUCTEMH CIiJy OpaT [0 yBarm mpH
dhopMyIIIOBaHHI CTpaTerii JIIKYBaHHS (OYMKA KOHCEHCYCY).

@®3T He nokazaHa B MepioJ1 BariTHOCTI a00 ToAyBaHHS IPyAJit0, a00 Mall€HTaM 13
3amyuieHo (OpMOIO0 3aXBOPIOBaHHS, KoM IIaHCIB Ha kopuctb DO3T maio.
JlikyBaHHS CIiJI PUNUHUTU MAaI[l€EHTaM 13 3arpo3JIMBUMU JJI KUTTS MOOITYHUMU
peaxiisiMi, IMOB’sA3aHUMU 3 1HQY31€10, KI HE KOHTPOJIOIOTHCS AHTUTICTAMIHHUMU
npenapaTaMy Ta KOPTUKOCTEPOIIaMU (OyMKA KOHCEHCYCY).

Tpancnanraitis

Ha MoMeHT HanrcaHHS PEKOMEH IAINi He TPOBOIMIIMCS KOHTPOJIbOBaH1 KIIHIYHI
AOCHIKEHHS JUIS OLIHKH €(PeKTiB TPAaHCIUIAHTAII] KICTKOBOT'O MO3KY, FT€MOIIOETHUHUX
CTOBOYpOBUX KIIITHH a00 mynmoBUHHOI KpoBi y nariedTis 3 MIIC II tumy.

3arajaom TpaHCIUIaHTalLllsl CTOBOYPOBUX KIIITUH MOKE MaTH IEBHUM CIIPUSITIIMBUIA
BIUIMB Ha nepudepuyni o3Haku ta cumnromu MIIC II tuny. Oanak 3po3ymiio, 1o
Takul miaxia He 30epirae 1 HE MOKpAIlye€ HEBPOJIOTIYHY (YHKIIIO y TAII€HTIB 13
TsKKo0 Gopmoro MIIC Il Tumy, SIKIIO BOHM BXKE MarOTh O3HAKM HEBPOJIOTTYHOTO
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noripmieHHs.  J{oBroctpokoBl  e(peKkTH  TpaHCIUIAHTalli  KICTKOBOI'O  MO3KY,
reMOMOETUYHUX CTOBOYPOBHX KIIITHH a00 IyHNOBHMHHOI KpPOBI Ha HEBPOJOTIYHY
¢dyHkuito y mnamieHTiB 3 Ouibll Jserkow ¢opmoro MIIC II Tuny norpeOyroTh
M0J1aJIHIIIOTO BUBYCHHS.

[Mupoxuit cnexkrp BmuBy MIIC II tumy Ha opraHi3m 1 TSDKKICTh 0Oararbox
IPOSIBIB O3HAYAIOTh, IO OUIBIIICTh MAIIEHTIB MOTPEOYIOTh 3HAYHOI MEIUYHOI Ta
XIpypriyHoi MIATPUMKH, HaBITh SAKI0 BOHM OTpuMyroTh D3T abo mpoiinuiu
TPaHCIUIAHTAIIIIO CTOBOYPOBHX KJIITHH. KirouoBumu acreKTaMHu
MYJIbTUIMCUUIIIIHAPHOT JOTIOMOTH € JIIKYBaHHS CEPIEBO-CYIMHHUX, HEBPOJIOTTUHHX,
OUYHUX 3aXBOPIOBaHb, JIIKyBaHHS 3aXBOprOBaHb Ta anHoMaliit JIOP-opranis, o0cTpyKItii
AUXadbHUX HUIAX1B Ta 3aXBOPIOBAHb OIMIOPHO-PYXOBOTO arnapary.

2. PexoMenganii moao JiKyBaHHSl JIi30COMAJIbHUX XBOPO0O HAKONMHUYEHHA
HUIAXOM (pepMeHTHOI 3amicHoi Tepamii B Manaiizii, 2012 pik (Guidelines for
Treatment of Lysosomal Storage Diseases by Enzyme Replacement Therapy In
Malaysia, 2012)"°.

Ho cxBanenns y 2006 poui pexomOiHaHTHOI (opmu imypoHar-2-cynbdarazu
(imypcynbpazu) y CIIA Tta €C, nikyBanus MIIC Il Tumy, sk npaBuio, Oyso
CUMIITOMaTUYHUM, BKJIIOYAIOYM OPTOMEAUYHI, OTOJAPUHIOJIOTIYHI, Kapi0JIOTI14HI,
pecripatopHi Ta HeWpoxipypriudi BrpydanHsa. Ha Bigminy Big MIIC 1 Tuny,
TpaHCIUIAHTAIli ~ TEMOINOETUYHUX  CTOBOYpPOBUX  KIITMH  He  3amobirae
HelpoereHepailii Ta He pekoMmenaoBana s JikyBanas MIIC I tumy.

Kpurepii npuitasitHoCcTi 1y1st 3T

1. [MintBepmxenuit  miarno3 MIIC Il tumy. J[liarHo3 wMoxe OyTu
HOiATBEPIKEHUNA TMpU  BIICYTHOCTI ab0 HEJOCTATHOCTI AKTHBHOCTI 1AypoHAT-2-
cynbdarasu B CHUPOBATIl KpOBi, Jehkounutax Ta/abo ¢idpobiacTtax, a TakoX 3a
HasIBHICTIO MYyTalllil reHa iaypoHaT-2-cyibdarasu, siki, K BiJOMO, MPU3BOIATH 10
CEpHO3HOro NedIUTY aKTUBHOCTI (PEpMEHTY.

2. TsKKICTh 3aXBOPIOBAHHS:

a) y mari€eHTa BiICyTH1 a00 He3Ha4yH1 KOrHITUBHI opyieHHs (1Q >70);

0) mami€eHT MOBMHEH MaTH MiHIMAJIbHHUI PIBEHb TSKKOCTI 3aXBOPIOBAHHSA, 1100
Oytu posrasayTuM st ipoBenenHs O3T. [lamieHT MOBUHEH MaTH MPUHAWMHI OJIHH
a00 JIeKiIbKa MPOSBIB 3 HABEJICHUX HIKYC:

- HOPYIIEHHS] JUXaHHS YBl CHI: Yy MAI€HTIB 13 YaCTOTOI alHOE/TIMOMHOE >5
BUIIAJIKIB/TOJIMHY 3arajlbHOTO Yacy CHy abo OUTbII HIXK 2 BaXKK1 €Mi30/M JecaTyparlii
(macuuenHs kucHeM <80%) mpu JOCIIKEHH] HIYHOTO CHY;

- )KUTTEBA EMHICTH JieTeHb MeHIe 80% Bij MPOrHO30BaHOT'O 3HAYEHHS,

- tucyHKITIS MioKapia, mpo IO CBIAYNTH 3MEHIEeHHs (pakiii BUKuAy <56%
(HopmanpHUM miamazoH 56-78%) abo 3meHmeHHs ¢pakimii ckopoueHHs <25%
(HOopManbHU# aiana3oH 25-46%);

- 0OMeKeHHS Jlara30oHy pyXiB y cyriiodax Ounbiie Hix Ha 10 rpagyciB BiJl HOpMH
B IUI€YaX, IIHi, CTErHaX, KOJIHAX, PyKax.

"https://www.moh.gov.my/moh/resources/Penerbitan/Perkhidmatan%200nG%20&%20Ped/GEN_RARE%20DISEASE%20/2. Guidelines_for Trea
tment_of Lysosomal Storage Diseases by Enzyme Replacement Therapy in Malaysia .pdf
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[lamienTn 3 HE3HAYHWMH KOTHITUBHUMH MOPYIICHHAMH ab0 0e3 HHX, fKI He
BINIOBIAIOTh ~ BUINE3a3HAYEHWM  KpPUTEpisiIM, TOBUHHI  mepeOyBaTH  Mix
CUCTEMATUYHUM CIIOCTEPEKEHHSIM 13 LIOPIYHUMHU OLIIHKAMHU, CIPSAMOBAHMMH Ha
BUSIBJICHHSI TOT1PUIEHHS KJIIHIYHOTO CTaHy. TaKuM YMHOM, Mi3Hillle BOHH MOXKYTh OyTH
pO3TIAHYTUMU 11714 nipoBeeHHS D3 T.

Kputepii BUKIrOUEHHS: TAIIEHTH 3 HASBHICTIO 1HIIOTO HEOE3MEYHOTO IS HKUTTS
TSOKKOTO 3aXBOPIOBAHHS, Ha MPOTHO3 sAkoro HaBpsa uu BrumHe O3T; HasBHICTH
Cepiio3HOro a00 HEOOOPOTHOTO YpPaXKEHHSI OPraHiB, SAKE HABPSJ YU MOKPAIIUTHCS 32
nonomororo ®3T; marieHTH 31 3HAYHUMH TPYJAHOIIAMH B HaBYaHHI Ta/abo
IIPOTPECYIOUNM HEHPOIICUXOJIOTTYHHUM TOTIPIICHHSIM; BIIMOBA IAIIEHTIB a00 0Ci0, sIKi
JOTJISAAI0OTh 32 HUMH, JOTPUMYBATHUCS IIOTHKHEBOT BHYTPIIITHROBEHHOT 1H(Y31HHOT
Tepamii MPOTATOM YChOTO JKHUTTS, SK pexkomMeHaoBaHo komiterom ®O3T Ta
3a0e3IeuyBaTi PEeryiasipHE CIIOCTEPEKEHHS, MOHITOPUHT Ta OI[IHKU CTaHY MAalll€HTa,
pexoMeHoBaHux komitetoM ®3T, 3 MeTOO OLIHKKA €()EKTUBHOCTI JIIKyBaHHS Ta
YCKJIaIHEHb 3aXBOPIOBAHHS.

®3T MoxHa ckacyBaTu B OyAb-sIKii 13 HACTYMHUX CUTYyallii: SKIIO y MallieHTa
PO3BUBAETHCS TIPOTPECYIOUE HEBPOJIOTIYHE TOTIPIIEHHS, 110 BKa3y€e Ha BAXKY (Hopmy
xBopoOu XaHTepa; SKIIO TAIliEHT HE JOTPUMYETHCS Tepamii, Ta HE MPOXOIUThH
pPEeryJIIpHY OIIIHKY CTaHy; SKIIO Y IaIll€eHTa PO3BHBAIOTHCSA 1HIIN HEMOB’s3aHI
3aXBOPIOBAHHS/CTaHHU, 110 3arPOKYIOTh JKUTTIO, 400 Ba)KK1 3aXBOPIOBAHHS/CTaHH, SIKI
MOXYTh CKOPOTHUTH HOTO/T1 TPUBATICTh KUTTS Ta SIKICTh KUTTS, IPU SIKUX BIH/BOHA HE
orpumae kopucti B D®3T gns mikyBanns MIIC 11 Tuny; skmio y mnaiieHTa
PO3BUBAETHCS YCKIIATHEHHS], 1110 3arPOXKY€ KHUTTIO, SIKE MOXKE MOCTABUTH MiJ 3arpo3y
e(heKTUBHICT, a00 KOpUCTh BijA npopoBxkeHHd DP3T, BKIOUAIOYM CEpilo3HI MOOIUYHI
peakilii, moB’si3aHi 3 1HPY31€10, AKI HEMOXKIIUBO MONEpPeAUTH a00 KOHTPOJIOBATH 3a
JOTIOMOT'OK0  BIATIOBIAHOI TMOMEPEeIHbOI Tepamii Ta/ab0 KOpUTYBaHHS UIIBUIKICTb
1H(y31i; AKII0 Y NalieHTa po3BUBAIOTHCA HE3BOPOTHI a00 Cepilo3Hi, 10 3arpoKyOTh
#uUTTI0 yeknaaneHuss MIIC Il tuny, nonansima @3 T He npuHEce KOPUCTI.

3. HaumionanbHMii MNPOTOKOJ 1IOA0 AiarHOCTMKM Ta JIKyBaHHS
MyKomnoJiicaxapuao3is, HanionanbHe ynpaB/iiHHIM 0X0OpoHM 310poB'sa DpaHuii,
2016 pik (Protocole National de Diagnostic et de Soins, PNDS:
Mucopolysaccharidoses, 2016).

depmMeHTHA 3aMicHA Teparis

[MTamientam 13 npiarnozom MIIC II tunmy mnokazanuil npuiiom ixypcyibdasi,
pPEKOMEHJ0BaHa J103a CTAaHOBUTH 0,5 MI/KI/THXKICHB.

EdexTuBHicTh inypcynbdazu Oyia miaTBepakeHa TECTOM 6-XBUIMHHOI XOh0H,
3MEHILEHHSIM 00’€MY CeJIe31HKM Ta MEUYIHKH, YaCTOTOK PecHipaTopHUX 1HQEKIii Ta
3HIDKEHHSM €KCKpeIlii MIF0K03aMiHOTJIIKaHiB 13 ceuero. 3 iHmoro 00oky, pepMeHT He
MIPOXOIUTH Yepe3 remaroeHiedaniyauit 6ap'ep, 1Mo nepenkopkae Horo Ail Ha piBHI
[HHC, 3 mporpecyouuM 3arocTpeHHSIM HEBPOJIOTTIYHUX PO3JIA/IIB, ICUXIYHUX PO3JIA/IIB
1 pO31a/1iB MOBEIIHKH, 5IK1 YaCTO € BaXKKUMH.

TpancnnanTaiis remonoetTudyHux croBOypoBux kiiTuH (TT'CK)
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Haituactime TI'CK 3actocoByerbes mpu Tsoxkiid popmi MIIC 1 tuny (xBopoOa
I'ypnepa). Ilpu immumx tunax MIIC (I, II, IV, VI) noka3zanns no TI'CK moBuHHO
0OroBOpIOBAaTUCS B KOXXHOMY OKPEMOMY BHUIAJKy Ha paHHIX €Tanax A1arHOCTHKU
KowmiteTom 3 tepaneBtuynoi ominku MIIC (Comité d’Evaluation Thérapeutique des
Mucopolysaccharidoses, CETMPS).

TI'CK MoxHa koHTpodtoBatu 3a jnonomororo @3T, siky po3NmOYMHAIOTH MICIS
BcTaHoBJIeHHs faiarHo3y nepen TI'CK Ta npomoBKyroTh 10 BiIHOBJIEHHS 3a0BUIBHOI
(hepMEeHTaTUBHOI aKTUBHOCTI.

4. JllarHOCTHKA TA CIOCTEPEKEHHS 3a MALIECHTAMHU 3 CHHAPOMOM XaHTepa B
Icnanii: koncencyc 3 Bukopucranusam meroay Delphi, 2018 pik (Diagnosis and
follow-up of patients with Hunter syndrome in Spain: A Delphi consensus, 2018)1°,

KoncynpratuBHa rpyma 3 5-tu excnepTiB Icmancbkoi poOodoi rpynu Hunter
MeperisiHyIa KIU0Bl JOCTIIKEHHS, pO3po0uiIa aHKETy Ha OCHOB1 MOJU()IKOBAHOTO
Metony Delphi, Haniciana ankeTy 0OpaHUM ekcrepTam Ta neperisiHyia Bianosiai. Ha
OCHOBI1 PE3yJbTaTiB, KIYOBUX AOCIIIHKEHb, KIIIHIYHOIO JOCBIAY €KCIIEpTHa rpyma
po3podmiIa peKOMEeHallli o0 AIarHOCTUKU Ta CIIOCTEPEKECHHS 3a MallleHTaMu 3
MIIC II Tuny, a Takox pexkomenaaiii moao O3T.

Pexomennanii moao 3T micis BCTaHOBICHHS J1arHO3Y:

e (poeuacHa O@3T mMoxe 3MIHUTH ITEpeOIr 3aXBOPIOBAHHS.

e [lamieHty Ta/abo G6aThbkaMm 4u ocoOaM, SKi 3MIHCHIOIOTH JIOTJISI, CIiJI HAaJaTh
YCHY Ta MUCHMOBY iH(popMaIliro moa0 HachiakiB 3T, MokTuBUX ePEKTiB Ta
o0cTaBHH, TP BUHUKHEHH1 SKHX ii CI1 MPUTTHHATH.

e Posnouatu ®3T BapTo MaiieHTaM 13 JIETKUM MepediroM 3aXBOPIOBAHHS.

Poznouatn ®3T BapTo NamieHTam 13 TSKKUM (PEHOTUIIOM.

e He mnoumnaitte ®3T, sKkmo0 NalIEHT Mae AyXe THKKI HEBPOJIOTTUHI
3aXBOpPIOBaHHS, OCKUIbKY P3T He moKpaluTh iX CTaH.

o [loTpiOHO HamaBaTW TEHETWYHI KOHCYJbTALlli Ta MPOBOJUTH CKPUHIHT
poJiyaM MaII€HTIB, K1 pUSUKYIOTh OyTH HOCISIMH.

Pexomennarii moao ®3T mig yac COCTEPEKEHHS:

e He mpunuusiite ®3T y naii€eHTiB 3 JIETKUM MEpeOIroM 3aXBOPIOBAHHSI.

e V MamieHTiB 13 TSHKKUM TEepeOiroM 3aXBOPIOBAHHS HEOOXITHO IMEPIOTUYHO
IPOBOJUTH OLIHKY epekTuBHOCTI D3T.

e Pedepenc-ienTpun I AOPOCTMX TOBUHHI TPOJOBXKYBATH JOTJIST 32
[MaIl€HTaMH.

PerionanpHi/HaIllOHAIBHI KOMITETH €KCIIEPTIB MOBHHHI OIIIHIOBAaTH ITOKa3aHHS

o0 3actocyBanHs 3T Ta moaanpiii 3axoau 1moa0 3actocyBanus O3T.

5. KoncencycHa no3uuis moao giarnoctuku ta jJikysanusa MIIC 11, Kanana,
2022 (Canadian Consensus Position Statement for the Diagnosis and Management of
MPS 11, Canadian MPS Society, 2022)"".

Pexomenoayii wooo pepmenmno 3amicrnoi mepanii npu MIIC Il muny

1 https://pubmed.ncbi.nlm.nih.gov/30024503/
17 https://www.mpssociety.ca/wp-content/uploads/2022/02/MPS-II.Consensus.d11.Junel1_compressed.pdf
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VYei namientu 3 MIIC II Tuny, siki He MarOTh HEBPOJOTIYHUX YPa’KE€Hb, IOBUHHI1
nikyBatucs 3T imypcynbdazoro.

[TamienTH, SKMX Ha MIACTaBl aHali3y MyTalld Ta/abo aHaMHE3y pPOAMYIB, SIKi
paHille XBOPUIM, BBAXKAlOTh TAKUMH, IO MAKOTh TSKKAW (EHOTHUI, MOXYThb OyTH
po3rianyTi U1 aikyBanHs @3T B innuBiayansHoMy Bunaaky. @3T B wiil rpymni MoxHa
PO3IIIA/IaTH HA PAHHIX CTaAisIX 3aXBOPIOBAHHS JI0 MOYATKY CEPHUO3HUX HEBPOJIOTTUHHUX
nopyuieHb. HeoO0XiHO 9iTKO 00rOBOPUTH 3 POJIMHOIO BiICYTHICTH €ekTuBHOCTI D3 T
npu 3axBoproBanHsAx [[HC ta ouikyBanns, mo ®3T Oyne mpunuHeHo, Koiu Oyne
BUSIBJIIEHO cepiio3He 3axBoproBanHs [[HC.

JlixyBaHHSI CITiJ] MTOYWHATHU SIKOMOTA PaHiIlie MPU BUSBIICHHI 3aXBOPIOBAHHSI.

Ho3a imypcynbdazum mnoBuHHa OyTtu 0,5 MI/Kr Macw Tinma, SKy BBOJATH
BHYTPIITHHOBEHHO MOTHIKHSI.

JlikyBaHHS TOBUHHO MPOBOJAUTHCS B MEAMYHUX 3aKJIaJaxX Ta LEHTPAxX 3 TOCBiAOM
Ta 3HaHHsAMH oA0 BeaeHHs naiieHTiB 3 MIIC II tuny Ta @3T abo mij ix nWIbHUM
HarsgoM. Jlomannns iHdy3iiiHa Tepamis MoKe po3rJisiAaTUCS Yepe3 3-6 MICSIIB, SKIIO
He OyJ10 MOOTYHUX peakKiiid, MOB’A3aHKUX 3 1HPY3IEIO.

[ToyaTky Teparmii Mae mepenyBaTH peTeiibHa 0a3oBa OIlIHKA Ta BCTAHOBJIEHHS
YITKUX L1JIEH pe3yJIbTaTy JIKYBaHHS 3 METOI0 00’ €KTUBHOI OI[IHKH €(DEeKTY JIKyBaHHSI.

Posnouarn ®3T noTpiOHO MamieHTam, SKIIO:

- JOKYMEHTAJIbHO MmATBepIkeHo OioxiMiuHauX aiarHo3 MIIC II tuny;

- BIK IAIlI€EHTA J0 5 POKIB;

- TAIlEHT CTapmie 5 pOKIB 3a PIMICHHSM KITIHIIUCTA, MICIAs OOTOBOPEHHS 3
OaTbKaMu, 3aJIeKHO BiJ CTa/li 3aXBOPIOBAHHS.
®3T nmpoTtunokazaHa 3a TakKux 0OOCTaBUH:

- Baxka ¢opma abo 3anymenuid MIIC Il Tumy, konu @3T HaBpsx Uu 1OMOMOKE;

- 1HIIII 3aXBOPIOBAHHS, 1110 3aTPOKYIOTh KHUTTIO;

- BariTHICTh Ta TEpiOJ TOAYBAaHHS TPYIIIO.

Kputepii, npu axux notpioHo npunuHuTH O3T:

- TMpOrpecyBaHHs HEBPOJIOTIYHOIO ab0 COMATHMYHOIO 3aXBOPIOBAHHS 10 TaKOi
MIpH, L0 3a MOTOJKEHHSAM JIIKaps Ta 0aThbKIB BBAXAETHCS, 1110 BOHO OLJIbIIE HE
nignaetbes O3T (Hanpukiaj, BCTAHOBJICHHS FaCTPOCTOMM Ye€pe3 HE3JaTHICTh
KOBTaTH Ta/a00 MAaILllEHT y BEr€TaTUBHOMY CTaH1);

- PpO3BUTOK i1H(Y3IMHUX peakiliif, IO 3arpoKylTh JKUTTIO Ta HE MiAAI0ThCS
CTaHAApTHIN Tepamii;

- HasIBHICTb CYITyTHBOTO BaXKKOTO JiarHo3y, npu sikomy O3T He MaTuMe edekTy.
Xoua O3T Oyna ocHoBHUM MeTo oM JikyBanHs MIIC 11 tumy, Hapa3i 1oCTymnHi

a00 BHMBYAIOTHCS 1HIIT METOIU JIIKyBaHHs. L{i albTepHATUBU BUMArarTh MMOJAJIBIIIOTO
BUBUYCHHSA JJI1 BCTAHOBJICHHSI Oe3MeKku Ta €()EeKTUBHOCTI, BOHU MOXYTh MAaTHU TEBHI
nepcnektuBy npu JikyBanHi ypaxenas [[HC npu MIIC II tuny — motpebwu, sika B
nanui gac HezamoBojieHa D3T. Jlo Takux meroxaiB BigHocaTh TI'CK, iHTparekanbHy
@®3T ta ®3T 3 xumepuumu O61nkamu (fusion proteins).

JlonaTkoBO yYIOBHOBaXXEHUM opraHoM 3 jepxkaBHoi OMT Oyno 3HaiiaeHo
pexomenaaunii Jlemapramenty oxoponu 310poB’ss ABcrpadii 3a  IIporpamoro
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“Jlikm, 110 PATYIOTH KUTTHA” — MykomnoJricaxapuno3 Il tumy, 2018 pik (Life Saving
Drugs Program — Mucopolysaccharidosis type II (MPS II) — Guidelines)'®.

i pexoMeHaaIlii MICTATh 3arajbHi, TOYaTKOBI Ta MOTOYHI BUMOTH IIOA0 JOCTYITY
no sikyBanHss MIIC II Tuny y pamkax nporpamu “JIiku, 00 pATYIOTb XXUTTS (Hail —
[Iporpama).

Hapasi mikyBanas MIIC II tuny 3a gepkaBHi KomrTu B pamkax l[Iporpamm
MIPOBOAUTHLCS OJHUM IperapaToM — iaypcyiabdazoro.

[lamieHT MOBMHEH BIANOBLAATH yMoOBaM (plHAaHCYBaHHs, 1100 MaTH MpPaBO Ha
noctyn jo gikyBanHs MIIC II tuny 3a aepskaBH1 Komtu y pamkax [Iporpamu.

3rilHO 3 BUMOIaMH MAaI[lEHT NOBUHEH: BIANOBIIATH MOYATKOBUM 1 MOTOYHUM
KpUTEPISIM NPUMHATHOCTI, IO 3a3HAYEHl y JaHUX PEKOMEHAalisX; OpaTH y4acTb B
OLIHI €(EeKTHUBHOCTI MpernapaTy LUIIAXOM MEPIOAUYHOI OLIHKH 3TIAHO 3 JaHUMH
peKOMeHJalisIMHi, a00 MaTU NPUUHATHY NMPUYMHY HE OpaTH y4yacTh y MEpioJAMYHIN
OIlIHIIl; HE CTpaXJIaTh BiA OyJb-IKOTO 1HIIOTO 3aXBOPIOBAHHS, BKIIOYAIOUU
ycknagHeHHs: abo Hacmiaku MIIC II tumy, ski MOXYTh MOCTaBUTH MijJ 3arpo3y
e(eKTUBHICTh METUKAMEHTO3HOTO JIIKYBaHHSI.

Kpurepii BUKIIFOUCHHS: TIALIIEHTH 31 3HAYHUMU TPYJIHOIIIAMH B HaBYaHHI Ta/a0o
HEHUPOMAaTUYHUMU 3aXBOPIOBAHHIMH, 1110 BKa3ylOTh Ha Baxky dopmy MIIC Il Tumy;
MAIEHTH 3 HASBHICTIO 1HITOTO HEOS3MEYHOTO JIJIS YKUTTS 200 TSHKKOTO 3aXBOPIOBAHHS,
Ha JOBTOCTPOKOBHM MPOTrHO3 sIKOro HaBpsan 4 BrumHe ®3T; HasgBHICTH 1HIIOTO
3aXBOPIOBAHHS, BiJ] SKOTO MOXKHa Oyno O OOTpyHTOBaHO OYIKyBaTH, IO II€ MOXE
MOCTaBUTH i 3arpo3y edektuBHicTh O3T.

Hiarno3 MIIC II Tuny noBuHeH OyTH MATBEPIKEHUN AEMOHCTpaIli€0 1ePiuTy
aKTUBHOCTI (epMeHTy iaypoHaT-2-cyiab(daTtazu B JIEUKOIUTax abO0 BUSBICHHIM
MyTallli, 110 COPUYMHSE 3aXBOPIOBAHHS.

[TouatkoBi kpuTepii NpuHATHOCTI. [lalieHT MOBMHEH MaTW NMPUHANMHI OJIHE 3
HacTynHux yckiagHenb MIIC Il tumy, mo6 ™Martu npaBo Ha JIKyBaHHS
11ypcyibdazoro:

o [lopymieHHs AMXaHHS YBI CHI: y TAIlI€HTIB 13 YacTOTOK aIHOE/TIMOMHOE >5
BUIMAIKIB/TOJIMHY 3arajbHOr0 dYacy CHY a0o OUIbII HDK 2 BaXKi eIi30/H
necatypaitii (HacudeHHs kucHeM <80%) Mmpu TOCHIKEHH] HIYHOTO CHY.

e KurreBa eMHICTB iereHb MeHIIe 80% BiJl TPOTHO30BAaHOTO 3HAYCHHSI.

e JluchyHkiis Miokapaa, Mpo IO CBIAYUTH 3MEHIIEHHs (pakiii Bukumy <56%
(HopmanbHUI miana3zoH 56-78%) abo 3MeHiieHHs (pakilii ckopoueHHs <25%
(HOopManbHU miama3oH 25-46%).

e (OOMexeHHs Alana3oHy pyXiB y cyriobax Oinbiie Hixk Ha 10 rpagyciB Bil HOpMU
B IUIeYax, IIMi, CTErHax, KOJiHaX, pPyKax.

e JlikyBaHHs Mo>ke OyTH HaJJaHE HEMOBIIATAM Ta JITSAM J0 5 POKIB, SKi 1€ HE MAIOTh
IPOSBIB CUMIITOMIB, IO BIANOBIIAIOTH 1HIIUM KPUTEPIIM MPUUHATHOCTI, SIKILO
OoyB miarHoctoBanuii MIIC II Tumy, Hanmpukiag, OUISIXOM T'€HOTUITYBaHHA, 3
YITKUM TMPOTHO30M IMPOTpecy 3axBOPIOBaHHS, ab0 SAKII0O Ha OCHOBI

'8 https://www.health.gov.au/resources/publications/Isdp-mpsii-guidelines
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mporpecyBaHHs xBopoOu Opata abo cecTpu MOXKHA TEpenO0aduTH TKKE

3aXBOPIOBaHHS.

[locTiitni kputepii OpuMHATHOCTI. JIiKyrouMii JiKap NMOBUHEH LIOPOKY 10 1
TpaBHS TMoOjaBaTH 10 JlemapTamMeHTy OXOpOHH 310pOB’s ABCTpamii okpemy ¢dopMy
MOBTOPHOI 3asiBU, fAKIIO BiH Oaxae, MO0 MaIlleHT TPOJOBXKYBaB OTPUMYBATH
JKyBaHHS 3a JepKaBHI KOmTH B paMmkax [Iporpamu. ®@opma moBTOpPHOI 3asiBU Mae
IIPOJICMOHCTPYBATH KIIIHIYHE TIOJIMIICHHS CTaHy MaiieHTa abo crabimizarmiio cTaHy
Hali€HTa, a TaKoK MMOBUHHI OYTH HaJlaH1 I0Ka3H, 10 MiATBEP/KYIOTh IOCTIHHE ITPaBo
Ha nikyBanHs MIIC II tumy.

JlikyBaHHS 3a Jep>kKaBHI KOIITH B paMkax lIporpamu moxe mpoJoBKyBaTucH,
SKIIO HE BUHUKAE OJIHA a00 KiJIbKa 3 HACTYMHUX CUTYAIlIi: HEOTPUMAHHSI JIIKyBaHHS
HAJI)KHUM YHHOM; HEHAJaHHS JAaHUX, KOMIM pe3yJbTaTiB TECTy Ta EJIEKTPOHHOI
tabmuui Excel mamienta 3 MIIC II Tuny, mio niaTBepAKy0Th €()EKTUBHICTh TEpPAITii;
Tepamisi He Mojermye ado He cTaOuli3ye MOYaTKOBI CHUMITOMHU 3aXBOPIOBAHHS; Y
MalleHTa € cepro3Hl NMOOIYHI peakuii, MoB’sA3aHl 3 1H(Y3i€0, AKUM HEMOMKIUBO
3amo0IrTH NUISIXOM BIAMOBIAHOI Tepamii Ta/ab0 KOPUTYBaHHS LIBUIAKOCTI 1HQY3Ii; y
MalleHTa 3 SBISIIOTBCA 3HAYHI TPYJIHOII 3 HABYaHHAM Ta/ab0 HEBpONATHYHI
3aXBOPIOBAHHS, IO BKa3ylOTh Ha Baxky ¢opmy MIIC II Tumy; y mnaiienra
pPO3BUBAETHCS 1HINIE HeOe3NeyHe sl SKUTTS a00 TSDKKE 3aXBOPIOBAaHHA, Ha
JOBTOCTPOKOBHI MPOTHO3 sikoro HaBpsia uu BruinHe P3T; y marieHTa po3BUBAETHCS
THITAN MEUYIHUMN CTaH, SKUH MOXe ITOCTaBUTH Mij 3arpo3y Bianosiap Ha ®3T; ymoBy,
110 TIepEPaxoBaHi y KPUTEPIsIX BUKITIOYCHHS.

VY nucti yrounenni MO3 VYkpaiau Big 20.06.2022 Ne25-01/13739/2-22 nns
npoBeneHHs gepxkaBHoi OMT JI3  imypcynbdasza 3anporoHoBaHI HACTYIHI
komnapartopu: TI'CK Ta Haiikparia migTpuMyroda Teparis. Y TOBHOBOKEHUM OpPraHOM
3 nepkaBHoi OMT mpoBeneHO JBI CTparterii MOuyKy 3 METOK OIlIHKH KJIHIYHOI
edekTUBHOCTI Ta Oe3neku iaypcynbdazu mopiBHsHo 3 TI'CK Tta Haiikparioro
MITPUMYIOUOIO TEPAITIETO.

YnoBHOBaxkeHUM opraHoM 3 nepxkaBHOT OMT 3mificHeHO MOIIYK BTOPUHHUX
JOKEPEIT JIOKa30BHX JIAHWX IIMOJI0 MOPIBHSUIBHOI KJIIHIYHOI €()eKTUBHOCTI Ta OE3IeKH
imypcynbdaszu ta TI'CK ansa mikysanss nauieHTiB 3 MIIC II tumy y 6a3ax gaHux
PubMed, The Cochrane Library database, Trip Database.

Kuainiune nMTaHHA: BUBUUTH KITIHIYHY €(PEKTUBHICTH Ta O€3IEKY 11ypCyibdasu
st nikyBanHst MIIC Il tuny (xBopoOu XaHnrtepa) y nauieHTiB OyAb-sKOTO BIKY.

HocaigxyBana nonyasinia — naienty 3 MIIC II Tumy.

HocainkyBanuii jJikapcbKuii 3acid — i1ypcynbdasa.

Kommnapartop — TT'CK.

OCHOBHI 10cJiIXKyBaHi pe3yJbTaTH — JUHAMIKa TEMITB (HI3UYHOTO PO3BUTKY
(3picT, Maca Tijia); OIIHKA €KCKpEIlii IITI0KO3aMiHOTIIIKaHIB; OIIHKA 3MiH MarHiTHO-
pe3zonancHoi Tomorpadii (MPT) romoBHOTro MO3Ky, HEHPOKOTHITHBHA OITIHKA.

Poxu my6mikaniii 3 2010 poxy mo 2022 pik, HOUIyK JiTepaTypu OyB oOMexeHui
aHTJIOMOBHUMHU  CTAaTTAMHU Ta TOBHOTEKCTOBHUMH  myoOmikamisimu.  Kpurepii
BKJIIOYEHHSI: CHUCTEMaTW4yHI OIISIAM  Ta/abo  MeTa-aHalli3u  PaHAO0MI30BAHUX
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KOHTPOJIbOBAHUX JOCIIIKEHb, MPOCTIEKTUBHUX Ta PETPOCIEKTUBHUX OOCEpBaLIifHUX
JOCHIIKEHb 3 BUBYECHHSIM e(heKTUBHOCTI Ta 6e3mneku iaypeynbdaszu nmopisasHo 3 TT'CK
st nikyBaHHs namieHTiB 3 MIIC 11 tuny. Kpurtepii BUK/IH0OYEHHS: JOCIIKEHHS
(dhapMakoKiHETUKH Ta (apMaKoJAMHAMIKHU, AOKIIHIYHI JOCIIIKEHHS, JOCHIIKCHHS,
omyOJiikOBaHI ~ HE  aHIJIWChKO  MoBow. KuwuoBi  cjoBa  momyky:
mucopolisacaridosis type 2, mucopolisacaridosis type II, MPS II type, Hunter
syndrome, Iduronate-2-Sulfatase Deficiency, enzyme replacement therapy, ERT,
idursulfase, Hematopoietic stem cell transplantation, HSCT, transplantation.
3acrocoByBanuch PpinbTpu: Meta-analysis, Systematic Review, Free full text, Full text,
English.

VY pe3ynbTaTi MONIYKY Y BIAKPUTOMY JIOCTYII1 HE OYJIO BUSBICHO CUCTEMATUYHUX
OrJisi/IiB Ta/abo MeTa-aHami3iB, sKi O JOCHIKYBAIM €(PEKTUBHICTh Ta Oe€3MeKy
inypcynbdaszu nopiBHsiHO 3 TI'CK st nikyBanHs nanieHTis 3 MIIC II tumy.

JIst TOIIyKy MEPBUHHUX JDKEpEN JOKA30BUX JaHUX (KIIHIYHUX JTOCHIIKECHB)
MOPIBHSUIBHOT KJITHIYHOT e(peKTUBHOCTI Ta 0e3mneku iaypeynbdazu (O3T) ta TT'CK ans
nmikyBanHs mnamieHTiB 3 MIIC Il Oynp-skoro BiKy OyiM 3MiHEHI KpuTepii
BKJIFOUCHHS/BUKITFOUEHHS Ta (DUIBTPHU, IO 3aCTOCOBYBAJIUCH Yy MOIIYKOBIH cTpaTertii.
3a pesynapTaTaMu MPOBEACHOr0 MOIIYKYy Oyio 3HaizeHo 18 myOmikamiit. Ilicms
BUYMTKH 3arojIoBKiB Ta aOCTpakTiB Ta TMEPEeBIPKH BIAMOBIAHOCTI IyOiKarii
KJIIHIYHOMY MMUTAHHIO JJIS MOAANIBIIOTO aHami3y Oyio BimiOpano 2 myOmikarmii:

- Kubaski, et al., 2017 “Hematopoietic stem cell transplantation for patients with
mucopolysaccharidosis type 11",

- Patel, et al., 2014 “Impact of enzyme replacement therapy and hematopoietic
stem cell therapy on growth in patients with hunter syndrome”?°.

MeToro peTpocneKTUBHOTO AoCipKeHHs 0yo ouinuTH epektuBHicTh TI'CK Ta
®3T y nmamientis 3 MIIC I Tuny Sno#ii, nopiBHIOIOUYHM 3 1aHuMU TaieHTiB 3 MIIC 11
tuy, sikuM O0yna nposenena TI'CK, 3a pesynbratamu 19 ony0mikoBaHHX JOCTIIKEHB
(Kubaski, et al., 2017).

Hani po 146 nartienTis, ssikum O0yna nposeaera TI'CK Oynu 3i16pani 3 27 HOBUX
BunaakiB (mamieHtiB Anonii, skum mpoenmu TI'CK 3 2005 mo 2012 pp.) 1 119
MAIIEHTIB, Pe3yNbTaTH JIKyBaHHS sKUX Oynu omyOmikoBaHi Mk 1984 1 2016 pokamu.
I{i mamientn mopiBHIOBamucs 3 51 marmienTom, sikuMm npoBoauiau D3T Ta 3 15
HenikoBaHUMHM narieHTamu SAnonii. Cepenniid Bik npu nposeaeHHi TT'CK craHoBuB
5,5 pokiB. HeoOxinHo 3ayBaxutu, mo npu Baxkkomy ¢enotuni MIIC II tunmy y
Mall€HTa HasBHI KOTHITUBHI MOPYIUEHHS, MPU OCJIa0JeHOMY (DEHOTHUIl KOTHITHBHI
MOPYIIEHHS BIJCYTHI, XO4da JEsSKI MAI[l€HTH MOXYTh MaTH CEPHO3HI COMATHYHI
TIPOSIBH.

[ToBcsiknenny xutteaisuibHIicTh (ADL - Activity of daily living) orminroBanu y
nanieHTiB 3 Ba:kKuM penorunom: y 22 nanientis 3 @3T+TI'CK, 35 namientis 3 3T
1 TopiBHIOBaNK 31 142 KOHTPOJIBHUMH OCOOAMH BIAMOBIAHOTO BIKY 3a JOTIOMOTOIO
onutyBajgbHuKa ADL.

19 https://pubmed.ncbi.nlm.nih.gov/28673849/
20 https://pubmed.ncbi.nlm.nih.gov/25061571/
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PiBui rmiko3aminormikaniB ([CAI') anamidyBanu 3a JOMOMOIrON PiAMHHOT
xpomoTorpadi-TaHIeMHOI Mac-CHEKTPOMETpii y 3pa3kax KpoBi BiJ Mali€HTIB, IO
orpumyBanu O3T+TT'CK, 3T Ta naiieHTiB, IKi HE OTPUMYBAJIU JIKYBaHHS, a TAKOXK
KOHTPOJIbHOT Tpynu BIAMOBIAHOTO BIKYy. JloBrocrpokoBi pesynbratu MPT Oynu
nocnipkeni y 13 namienTis (6 3 @3T ta 73 ®3T+HSCT). PiBui 'Al 1 nokaznuku ADL
olliHIOBaNM 3a t-kputepieM CTbrofieHTa Ha piBHsIX 3HauymiocTi 0,05.

CepenHi 3aranbHi nokazHukd ADL mis mamieHTiB 13 ociabieHuM (peHOTHIIOM
OyJIi TOPIBHSHI MK 2-Ma rpynamMu Ta ctaHoBuiu 55 + 7 y namienTiB 3 ®3T (n=20) Ta
58 y mamientiB 3 ®3T+TT'CK (n=2), mo moscHioercs TuM, mo ADL icToTHO He
3MIHIOETHCSA Y MAIIEHTIB 3 0CIA0ICHUM (DEHOTUTIOM, TOMY JIIKYBaHHS HE Ma€ iCTOTHOTO
edekry.

IToxazauku ADL ju1s mamieHTiB 13 TSHOKKUM (PEHOTUIIOM OyJIM 3HAYHO HMKUYUMM:
3 + 3 14 mai€exTiB, SIK1 HE OTPUMYBAIIX JIKyBaHHS (n=2), 15 £+ 12 nns naiieHTiB, ki
orpumyBanu P33T (n=36) 1 28 £ 11 gns nauientis, sxi orpumyBasin O@3T+TI'CK
(n=22). Xoua oOujBa JIKyBaHHS Jaidu BUII moka3Huku ADL, HiX J1Ba HelKOBaHI
MaIi€HTH, HU3bKa KUIBKICTh HEJIKOBAHUX MAIIE€HTIB Y JAOCIIKEHHI YHEMOXKIIUBITIOE
CTaTUCTUYHE MOPIBHSIHHS MIXK JIIKYBaHHSM 1 BIICYTHICTIO JiKyBaHHsA. Ockuibku ADL
3MIHIOETHCS 3aJIEAKHO BiJl BiKY, MokasHukU ADL Oynu HopMmani3oBaHi 0 KOHTPOJIbHOT
I'PYIH BIJAMIOBIIHOTO BiKY. I{e 103BOJIMIIO TOPIBHATH BCiX MAIIEHTIB, K1 OTPUMYBAJIU
JIKyBaHHA, 100 OTpUMAaTH OUIbII HaJiHE CTATUCTUYHE MOPIBHSIHHS JBOX METOIIB
JKyBaHHs. 3arajbHI HOpPMaji30BaHI MOKa3HUKHU OyJM 3HAYHO BUIIMMU Yy MAIlIEHTIB,
aki orpumyBamn D3T+TI'CK (p<0,0005) mopiBusao 3 mume D3T (51£21% Ta
27+22%, BinmosinHo). [lokazauku y nartienTiB 3 @3T+TI'CK Oynu 3HaY4HO BUIITUMH,
HiX y mariedTiB 3 @3T, y Bcix Tprox obmactsx (pyx: p<0,00001; pyx Ta KOTHITHUBHI
¢bynxkii: p<0,001; koraituBHi QyHkii: p<0,05; BiaAMOBIIHO).

PisHi I'AI BumiptoBanu y 15 HenikoBanux nauientis 3 MIIC Il Tuny, y naiieHTiB
3 ocnabmenuM (enorunom (20 naumientiB JikyBanuch ®3T, 2 mamieHTaMm MNpPOBENH
O3T+TI'CK) Ta y maiienTiB 3 Baxkum perHorunom (31 marient mikyBanucs O3T, 20
namientam nposenn O3T+TI'CK) Ta B KOHTpodbHUX 3pa3kax (n=115, He3MiHeHI
KOHTPOJIbHI 3pa3Ku).

VY nami€eHTiB 13 TKKUM PeHotunoM, ki orpumyBanu O3T+HTT'CK Oynu Hux4l
piBHI aepMarancynbdaty (p<0,0001), Hixk y THX, ki oTpumyBaiu jume 3T, onHak
Mpy JBOX TMIAXOJaX JI0 JIKyBaHHS 3aJUIIAJIKNCS BCE OJHO BUIIMMH, HIDXK pPIiBHI
KOHTpOJbHOT rpynu (p<0,0001).

PiBHi renapancynsdary HS-0S y naiieHTiB, ki OTpUMyBalu JiKyBaHHs, OyiH
TaKO 3HAYHO HUKYMMHM, HIXK Y TIAIIEHTIB, K1 HE OTpUuMyBaiu JikyBanHs (p<0,0001)
HE3aJIeKHO BiA (eHOoTumy. Y MaIl€eHTIB 13 TSKKUM (DEHOTUTIOM, SKI OTPUMYBAIH
O3T+TT'CK 6ynu Hukui piBHi renapancynbdary HS-0S (p<0,005), Hixk y malii€HTiB,
axi orpumyBanu guiie G3T. PiBui HS-0S y nartienTiB, siki OTpuMyBaH JiKyBaHHS, HE
BIJIPI3HSIIUCS B1Jl KOHTPOJIBHUX, aJI€ 3JIMILIAIKCS 3HAYHO BUIIIMMU JJIs TIALIEHTIB, K1
orpumyBanu e O3T (p<0,0001).

VY namieHTiB 13 TKKUM QeHotunoM, ski orpumyBaiin D3T+TI'CK piBHi
MOHOCYJIh(haToBaHOTO KepaTaHCyab(dary (mono-KS) Oymu Hmwxkgi (p<0,005), HIXK y
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TuX, XT0 oTpumyBaB numie ®O3T. PiBHI MoOHOCYIb(pATOBAHOTO KepaTaHCYyIb(haTy
(mono-KS) y mnamienri, sxi otpumyBanu jdikyBaHHS (DP3T abo D3THTTCK),
3aJIMIIANKCS BULIMMU, HIXK Pi1BHI KOHTPOsIbHOI rpynu (p<0,0001).

Pesynbratt MPT roJioBHOro mMo3Ky 3 IHTE€pBaJOM MpUHAWMHI 2 POKU Oyiu
noctynHi st 13 marienTtiB (6 orpumyBanu @3T ta 7 — O3TH+TI'CK). Cepen 3-x
namieHTiB 3 ociadiaeHuM (enorumnom, siki orpumyBanu O3T 7, 8 ta 9 pokiB Ta 3-x
NaIi€eHTIB 3 BaXKUM (peHoturiom, sxi orpumyBain ®3T moHan 5 pokiB, ypaskeHHs
TOJIOBHOT'O MO3KY a0o0 MoTripiincs, abo He MoKpammimucs 3 4acom. Ha BiaMiHy Bij
naiieHTiB, ki orpumyBasin 3T, y marientiB, ki orpumyBam TI'CK, Oynu a6o
cTabinmizalris, abo MOKPAIIeHHS YPaXEHHS TOJJOBHOTO MO3KY 3 YaCOM.

oo BuxuBanocti micyst TI'CK, o xoxeH 13 27 nainieHTiB SAnoHii He momep BiA
YCKJIaJIHEHb, OB’ sI3aHUX 3 TPAHCIUIAHTAIlI€l0, X04ua Y 3-X 3 1ux namieHTiB (11%) Oyna
rocTpa peaxiiisi TpaHCIUIaHTaHT npoTu rocnogaps. Cepen 119 naiieHTis, pe3ynbTaTu
JIKyBaHHS SKUX Oynu omyOiikoBani Mk 1984 1 2016 poxamu, 9 momepio, IO
npu3Beno A0 8% CMEpPTHOCTI.

3a BUCHOBKOM aBTOPIB MyOJIIKAIlli MOMIMIIEHHS HEBPOJIOTIYHUX PE3YIbTaTIB JUIsl
namieHTiB ctapmoro Biky 3 MIIC II tumy, sxi orpumyBanu TI'CK, € nHe3Haunumu,
pOTEe KpalluMU HDXK y TaIi€HTIB, ki oTpuMmyBainu O3T. Pezynbratn MOXyTh OyTH
3Ha4HO nokpaieHi, skimo TI'CK npoBoautu B 61516111 paHHBOMY BIIIl.

Ilin wac mnpoBemenHs aepkaBHoi OMT 3a CKOpOYCHOIO MPOIEITYPOIO
YIOBHOBKEHUM OPTaHOM OyJia MpoBeAeHA OIliIHKa METOA0IOTIYHOT IKOCTI Iy OTiKaItii
Kubaski, et al., 2017 3a amantoBanuMm smctoM omiHkd SIGN 50 (Methodology
Checklist 3: Cohort studies?'). 3a pesympraramu OIHKH BCTaHOBJEHO, IO
METO/I0JI0T1YHA AKICTh myOumikauii Kubaski, et al., 2017 € HU3bKOIO.

MeToto iHIIIOTO PEeTPOCIEKTUBHOTO AOCTIHKEHHS OYII0 OIIHUTH TeParieBTHYHUN
edext O3T a6o TI'CK Ha pict nauientis 3 MIIC 11 Tuny nopiBHSHO 3 NMali€eHTaMu, SKi
HE OTPUMYBAJIM JIIKyBaHHS, Ta 3JO0POBUMHU MAIIEHTAMH y KOHTPOJBHUX TIpyIax,
CKOpHUTOBaHUX 3a BikoM (Patel, et al., 2014).

ABTOpamu Oyn0 TpoaHaIi30BaHO KIIHIYHI JaHi 44 SMOHCHKHUX TAlli€HTIB
yososiuoi ctari 3 MIIC II tumy, siki moyanu nikyBaHHS y 8 pokiB abo panimie (26
orpumyBanu @3T, 12 — TI'CK, 6 - cnouatky, a 3rogom Manu TT'CK). @3T npuznavanu
y 1031 1 Mr/kr moTwxkHs. 11 ydacTi B IbOMY JTOCHIKEHHI Oyl 0OpaHi Maiie€HTH, sKi
Manu TT'CK 1 Mmanu niaTBepKeHe TPUKUBIICHHS IOHOPCHKUX KIIITHH.

CepenHiil BiK MOSIBU CUMITOMIB CTaHOBUB 24 + 20 MicCsIIiB, a CEpe/IHIN BIK Ha
MOMEHT BCTAHOBJIEHHS J1arHo3y cTaHoBUB 37 + 21 wmicsaupb. CepeaHiil BIK HA MOMEHT
nouatky ®3T cranoBuB 4,49 + 2,35 poky, cepeHiii BIK HA MOMEHT IPOBEICHHS
TI'CK cranoBuB 4,68 + 1,63 pokiB. 3 44 maifi€eHTiB, BKJIIOUYCHHUX y JOCIIIKEHHS, 35
manu Baxkui penorun MIIC II tumy, 9 manu ocnabiaenuii peHoTum.

[Tpwu omtinmi 3pocty oouasa Buau jnikyBanHus (O3T ta TT'CK) npogemoncTpyBanu
noaAi0HMM eekT 3a KpuBUMH pocty it nanieHTis 3 MIIC Il tuny, tuHaMiKo0 Macu
TUIa y Tall€HTIB, AMHaMiKow0 3MiHu IMT.

21 https://www.sign.ac.uk/what-we-do/methodology/checklists/
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3a BucHoBkoM aBTopiB myo6mikamii ®3T 1 TI'CK 3abe3neuyroTh MOpiBHAHHUI
BIIMB Ha 3pocTanHs nauieHTis 13 MIIC II tuny, TI'CK moxe OyTH pekoMeH10BaHUM
BaplaHTOM JIIKYBaHHS Ha paHHI# cTajli 3aXBOPIOBAHHS, BPaXOBYIOUU YPAXKEHHS MO3KY
Ta ceplsl y TAKUX MaLI€HTIB.

[lin wac mnpoBenenHs pAepxkaBHoi OMT 3a CKOpOYEHOIO MPOIEIYPOIO
YIOBHOBXXCHUM OpraHoM OyJia MpoBeIeHa OIlIHKA METOI0JIOTTYHOT SKOCTI myOikarrii
Patel, et al., 2014 3a agantoBanum suctoMm oriHku SIGN 50 (Methodology Checklist
3: Cohort studies®?). 3a pe3ynbTaTaMy OLIHKH BCTAHOBJIEHO, IO PETPOCHEKTHBHE
JOCIIDKCHHS TIpejicTaBiieHe y myodikarrii Patel, et al., 2014 ne BianmoBizae O1IbIIOCTI
KpUTEPisIM Ta Ma€ ICTOTHI HEJOJIKM TOB'SI3aHI 3 KIIOYOBUMH aCHEKTaMH JU3aiHY
JOCIIIDKCHHS, OT)KE, METOJI0JIOTIUHA AKICTh myOsikarii Patel, et al., 2014 € HH3bKOIO.

[Tonryk BTOpMHHMX JKEpeNl JOKA30BHX JAHUX MO0 TMOPIBHSUIBHOI KIIHIYHOI
e(eKTUBHOCTI Ta 0e3neku 11ypcyibda3u Ta HaKpalloi MATPUMYOYOi Tepamii Jis
nikyBanHs mnauieHtiB 3 MIIC II tunmy npoBenenuii y 6a3zax nanux PubMed, The
Cochrane Library database, Trip Database.

KainiuHe nMTaHHA: BUBUUTH KITIHIYHY ePEKTUBHICTH Ta O€3IEKY 11ypCyibdasu
st nikyBanHs MIIC II tuny (xBopoOu XaHTtepa) y naiieHTiB OyAb-sIKOTO BIKY.

HocaigxyBana nonyasinia — narienty 3 MIIC II tumy.

HocaipkyBaHnuii JikapcbKuii 3acid — i1ypcynbdasa.

Komnaparop — Halikpaiiia miaTpuMyroua Tepartis.

OcHoBHI J10c/i:KyBaHI pe3yJbTaTH — TECT O-XBUJIMHHOI XOABOW Ta OIlIHKA
00’eMy MacUBHUX PYXiB y CyriIo0ax/po3MipiB Jiana3oHiB pyXiB y Cyriio0ax; TnHaMiKa
TEeMITiB (PI3MYHOTO PO3BUTKY (3picT, Maca Tiia); OIliIHKA PO3MIPIB TEYIHKA Ta
CEJIE31HKHU; OLlIHKA EKCKPeIlil TIIF0KO3aMiHOTIIIKaHIB.

Poxu nyO6mikaiiii 3 2010 poxy no 2022 pik, HouIyk Jiirepatypu 0yB 0OMeXeHH
AQHTJIOMOBHUMH  CTaTTSAMH Ta IIOBHOTEKCTOBMMH  myOmikamisimu. Kpwurepii
BKJIOYEHHN: CHUCTEMaTH4YHI OIVISAM Ta/abo MeTa-aHali3W  PaHJIOMI30BaHUX
KOHTPOJIbOBAHUX JIOCII/IKEHb, MPOCTIEKTUBHUX Ta PETPOCIIEKTUBHUX OOCEpBAIlIHHUX
JOCTIKeHb 3 BUBYEHHSM €(EKTUBHOCTI Ta Oe3neku iaypcynibdazu MOPIBHIHO 3
HaWKpaIow MATPUMYIOUOIO Tepariero/tutanedo nms gikyBanHs namieHTis 3 MIIC 11
tumy.  Kpurtepili  BHK/IIOYEHHS: TOCTIKEHHST  (papMaKOKIHETHKH  Ta
(hapMaKoAMHAMIKH, JOKIIHIYHI JOCIIKCHHS, KIIHIYHI JOCTIHKCHHS, JTOCTIHKCHHS,
omyOJiKOBaHI  HE  aHTJINWCBKOIO  MOBOK.  KiwwoBi  cioBa  momyky:
mucopolisacaridosis type 2, mucopolisacaridosis type II, MPS II type, Hunter
syndrome, Iduronate-2-Sulfatase Deficiency, enzyme replacement therapy, ERT,
idursulfase, best supportive care, best supportive therapy, placebo. 3actocoByBanuce
¢ueTpu: Meta-analysis, Systematic Review, Free full text, Full text, English.

3a maHuMu Tpbox 6a3 OyJo BusiBieHO 7 muTtatT. [licns BUKIIIOYEHHS AyOJIiKaTiB,
BUYMTKU 3arojIOBKIB Ta aOCTpakTiB, NEpPEeBIpKW IMyOJiKaiiii Ha BIAMOBIAHICTH
BU3HAYEHOMY KJIIHIYHOMY MUTAHHIO ISl TIOJIANIBIIOTO aHaji3y Oyso BiAiOpaHO oauH
cucremarnunuii orusan Edina S. et al., 2016%.

2 https://www.sign.ac.uk/what-we-do/methodology/checklists/
2 https://www.cochranelibrary.com/cdst/doi/10.1002/14651858.CD008185.pub4/full
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MeTor0 1aHOTO CHCTEMAaTUYHOTO OTJIsiAY OyJia omiHKa €()eKTUBHOCTI Ta Oe3MeKu
@3T ixypcynbha3or NOPIBHSAHO 3 IHITUMU BTPYUYaHHIMH, TU1ale0o ado BiACYTHICTIO
tepanii, nus jgikyBanHs MIIC II tuny (Edina S. et al., 2016, Enzyme replacement
therapy with idursulfase for mucopolysaccharidosis type II (Hunter syndrome)
Cochrane Database of Systematic Reviews, 2016, 2(2):CD008185, doi:
10.1002/14651858.CD008185.pub4).

[Ty6nikamist Edina S. et al., 2016 € onoBleHHSIM KOKpaHIBCHKOTO OTJISY, SIKHM
Briepie 0yB onmyoikoBanuii y 2011, a srogom y 2014 porri. Jlatra ocCTaHHBOTO MOIITYKY
B peecTpi BUNpoOyBaHb KokpaHIBCHKOI IpyMH 3 KICTO3HOTO (hiOp03y Ta TeHETUIHUX
PO37aiB MO0 BPOKEHUX IMTOMUIIOK MeTaboaizmy: 23 aucronana 2015 p.

Kpumepiamu e6Kknwuenna [0 JaHOTO CUCTEMATUYHOrO OMIsSAy OynH
paHIOMI30BaHI Ta KBa3ipaHJAOMI30BaHl KOHTPOJbOBAHI KIIHIYHI JOCIIIKEHHS
napajenbHOTO ab0 MepexXpecHOTo Iu3aiHy, Kl JoCHipKyBanu 3actocyBaHHs D3T
11ypcynib(azoro B Oyb-sAKiil 1031 IPOTATOM IIOHAWMEHIIE OJTHOTO MICSIS TOPIBHSAHO
3 BIJCYTHICTIO BTpy4aHHs, a0o muiaie6o, ado IHIIMMHU BTPpYYaHHSMHU (HANPUKIAI,
MOBEIHKOBI cTpaTerii, TpaHciuiantauis) y namieHTis 3 MIIC II tuny (cunapomom
XaHTtepa) Oyab-SKOro BIKy Ta OYJIb-SIKOTO CTYIICHSI TSKKOCTI 3aXBOproBaHHs. [[iarHos
NOBUHEH OyTH BCTAHOBJIEHUH 3a JOMOMOTOI (DEPMEHTHOTO aHali3y B JEHKOIUTAX,
¢hi6pobitactax abo mia3Mi 3 BAKOPHUCTAHHAM CyOCTpaTiB, crieliu(piaHuX IJIs 1TypOHaT-
2-cynbdarazm.

llepeunni kinyesi mouxku egekmugHocmi: Z-OKa3HUK 3pOCTY Ta Baru, TeCT 6-
XBUJIMHHOI XOJIb0U. Bmopunni Kinyesi mouxku eghekmugHocmi: oliHka (yHKIT JIETE€Hb:
00'em (hopcoBanoro Buaunxy 3a nepiry cekyuay (OPB1), popcoBaHa )KUTTEBA EMHICTD
nerenb (OXEJI), Oyab-sikui 1HIIMI MOKA3HUK OIHKM (YHKIT JIETEHIB; 1HIEKC
HiYHOro amHoe-rinonHoe (apnoea-hypopnoea index, AHI); iHmekc Macu JiBOro
[UTYHOYKA; OILIIHKA PYXJIMBOCTI CYTrj00iB; OLIIHKAa PO3MIPIB MEUYIHKH Ta CEJE31HKH 3a
nanumMu  MPT d4epeBHOi MOPOXKHUHHU; SKICTH JKUTTS; OI[IHKa OOJII0; piBEHb
rocmiTaiizamiit; pecypcu, HeoOXiIHI IJIs MATPUMKHU JOTIISTY BJIOMA; 3MiHU €KCKpelii
TIIKO3aMiHOTJIIKaHIB 13 CEUCI0; OIIHKA PO3BUTKY; ayI10JIOT1YHA OIlIHKA; BIK HA MOMECHT
cmepti; mo6iuHi peakitii ([1P) 1 TokcHYHICTE TIKyBaHHS.

B pesynbrari nomyky Oyno BusiBieHo 202 mwutartu. Ilicns netanbHINIOro
BUBYEHHS Ha3B 1 aOCTaKTIB LUX MOCWIAHb YCl JOCIHIKEHHS, KpIM BOCHBMHU, OyJU
BUKJIIOUCHI 3 TMOJanblIoro aHamszy. [licis mnepeBipku BCiX JOCHIIXKEHb, Oyi0
BKJIIOUCHO JIMIIC oaHe aocjigxkenusa (Muenzer et al., 2006), sike BiANIOBIIAIO BCIM
KPUTEPisSM BKIIFOUEHHS JAHOTO CHCTEMAaTUIHOTO OTJISITY.

Cunme3 Oanux. Jlia JUXOTOMIYHMX 3MIHHHUX aBTOPU  pO3paxyBasd
cniBBiiHOmEeHHs1 pusukiB (risk ratio, RR) 1 95% noBipui intepBanu (confidence
intervals, CIs). [ns mocTiitHuX pe3ysbTaTiB PO3PaxOBAaHO CEPENHIO PI3HUIIIO (mean
difference, MD) 1 95% CI. ¥V BkiIoueHOMY AOCTIPKEHHI TOBIJOMIISIOCS PO
crannaptHi nomuiku (standard errors, SE); aBTOpm mepeTBOpuiM iX y cTaHAapTHI
BimxwieHHs (standard deviations, SD) (SD = SE x kBagpaTHuMii KOpiHb i3 n).

Bxntouene pocnimxenHss Muenzer et al, 2006 Oyno 0araTOLIEHTPOBUM,
OaraToHalllOHaJbHUM, MMOABIMHUM CIIIITNM, PaHIOM130BaHUM, 1areoo-
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KOHTPOJIbOBAHUM, 53-THKHEBUM NOCHIKEHHIM 2/3 (a3u epexkTuBHOCTI Ta Oe3neKu
imypcynbdaszu B 1031 0,5 MI/Kr, sSIKy BBOAWIM IIOTHOKHA a00 KOXHI 2 THXKHS Y
namieHTiB 3 MIIC II tumy.

Jane nociipkeHHs mnpoxoawio 3a ydacti 96 mamientiB 3 MIIC II Tumy.
bioximiuni gokazu MIIC 11 Tuny BkiIroYasid 3aJOKyMEHTOBAHHUM Ae(PIUT aKTUBHOCTI
dbepmeHTy 1nypoHaT-2-cynbdaTtazu, MeHImH abo piBHuM 10% Big HUKHBOT MEXi
HOPMAaJIFHOTO Jliaria30Hy, BUMIPSHOTO B T1a3Mi KpoBi, hibpobdiractax abo JeiKonuTax.
VYci naimienTH NOBUHHI OyJIM MPONTH TECTyBaHHS JiereHeBoi1 PyHkIi Ta matu OXKEJI
meniie 80% Big mporao3oBaHoi. Ti ocoOu, sSKi MaIK TPaxeoTOMit0 a0 SIKi OTpUMAIH
TPAHCIUIAHTAINI0 KICTKOBOTO MO3KYy YW ITYMTOBMHHOI KpOBi, OyJIM BHUKIIOYEHI 3
JOCIIKEHHSI.

96 ydacHUKIB JOCIIKEHHSI Oy paHIOMI30BaHI Ha TPU TPYMNH 1 B 3aJI€KHOCTI
BIJl TpynH OoTpuMyBain muianedo (n=32), inypcyibdasy B 1031 0,5 MI/Kr HIOTHKHA
(n=32) abo ixypcyabda3zy B 1031 0,5 Mr/kr koxH1 2 TixkH1 (n=32). [H}y31i npoBoaMIH
MPOTATOM TPbOX TOJUH. Y Cl NalleHTH Oysn yosoBikamu y Biul Bix 4,9 no 30,9 pokis.
Cepenniii Bik (SD) ydacHHKIB IIbOTO JOCHTIKeHHST cTaHOBUB 13,1 poky (1,22), 14,4
poky (1,20) 1 15,1 poky (1,11) nns rpyn miane6o, i1ypcyiabda3u KoXHI 2 THXHI Ta
iaypcynbdasy MOTHXKHSA BiANOBIAHO. Maibke 45% ydacHHMKIB JOCHIIKEHHS Oyiu
BikoM Bif 5 10 11 pokiB, a 25% — 19 pokiB i crapuie. He Oyno iCTOTHOI pi3HHIIN Y
PO3IOLI1 32 BIKOM MK TpbOMa IpyTHaMHu.

Pusuk ynepeoixcenocmi y 6KAIOYEHOMY OO0CHI0OMCeHHI OLIHIOBaBCA 3a
JOTIOMOT'OI0 1HCTPYMEHTY OLIHKM pu3HKy ynepemxkeHocTi Cochrane. ABropamu
CHUCTEMaTUYHOTO OTJISIAY, OyJI0 BUHAYECHO, 1110 TOCIIKEHHSI € XOPOIIOi SKOCTI.

Pe3ysabTaTn 32 NEpBUHHUMH KJIIHIYHUMHU TOYKAMU

Tecm 6-xeununnoi xo0bou

[Ticns 53 TwXHIB JIIKyBaHHS MAalllEHTH B TPyl IIOTUXKHEBOIO MPUAOMY
iypcynbdaszd MPOJAEMOHCTPYBAIM 3HAYHE TMOKPAIIEHHS OCHOBHOTO pe3yjbTaTy
MOPIBHSHO 3 TJIAe00: CepeIHs PI3HULIA Y B1ICTaHI TPOHIEHIN 32 6 XBUJIMH MTOPIBHSHO
3 moudatkoBuM piBHeM ckiana MD 37,00 (95% CI Big 6,52 no 67,48). I'pyna
imypcynbdazd KOXHI 2 THXKHI TakoX TPOJAEMOHCTpyBaja TOKPAIICHHS, MPOTE
pe3ynbTaT HE MaB CTATUCTUYHO 3HAUYIIOI Pi3HMIN MOPIBHSAHO 3 Tutaiie6o, MD 23,00
(95% CI Bix -4,49 o 50,49).

Pe3ynbTaTi 32 BTOPUHHUMH KiHIEBUMH TOYKAMU

Dopcosana ncummesa emuicms jezensv (O/KEJ)

[ToBigomuIsiIoCs: PO 3MIHU MOPIBHSIHO 3 TOYATKOBUM PiBHEM Y % POrHO30BaHO1
OXKEIT Ta abcomtotnoi OIKEJIL. Uepes 53 TuxHi He OyJNO CTATUCTUYHO 3HAUYIIOI
pizauii B % mnporHozoBaHoi OXXEJI Mix rpymnorw HIOTHKHEBOTO MPUIOMY
inypeyabsdaszu ta rpynoro miamnedo, MD 2,70 (95% CI Bix -2,12 no 7,52) a6o B rpymi
imypcynbdasu KOxKHI 2 THXHI TOPIBHSIHO 3 Tpynoro 1uiaiedo, MD -0,75 ( 95% CI Bin
-4,98 no 3,49).

AobcomorHa OXEJI 3HauHO miJBUILKIACS MOPIBHAHO 3 MMOYATKOBUM PIBHEM Yy
rpyni MOTHKHEBOTO MpUOMY MOPiBHAHO 3 mianedo, MD 0,16 (95% CI Bix 0,05 no
0,27) uepes 53 TwxH1. He ciocTepiraiocs skoaHo1 pi3uuili B abcomoTHin OIKEJI mixk
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rpynoro ixypceynbdasu koxHi 2 TwkHI Ta mwiane6o, MD 0,01 (95% CI Bix -0,07 no
0,09).

Ouinka pyxaueocmi cyznooie

VY BKJIIOYEHOMY 10 CHUCTEMATHYHOTO OTIJIAAY JOCHIPKEHHI BU3HA4Yald 3MIHU
JlanazoHy IpH MACUBHOMY pycl cyrio0a. ABTOpH AAaHOTO JAOCTIAKEHHS TOBLAOMMIIH,
110 He OYJI0 CYTTE€BUX BIAMIHHOCTEH M1k IpylaMu JIIKYBaHHS, ajle pe3yJibTaTu He Oyu
oIy 0J1IKOBaHI.

Ouinka po3mipie neuinKu ma cene3inKu

Yepes 53 twxkHi B nonyisamii [TT 06’ em nmedinku CTAaTUCTUYHO 3HAYYIIO 3MIHUBCS
B 000X Tpynax JiKyBaHHS 14ypcyib(a3oro (IMOTHUKHS Ta KOXKHI 2 THXKHI) TTOPIBHSHO 3
wiane6o, MD -24,50 (95% CI Bix -28,94 no -20,06) i MD -23,20 (95% CI Big -27,78
10 -18,62) BiAMOBIIHO.

Uepes 53 twxkHiB y nonyisiii [TT 00’ eM cene3iHKK 3HaYHO 3MEHIIUBCS B 000X
rpymnax JiKyBaHHS iaypcyibdazoro mopiBHsIHO 3 mianedo: MD -32,30 (95% CI Bix -
41,79 no -22,81) y rpyni motuxus; MD -27,00 (95% CI Bix -37,35 g0 -16,65) y rpymi
1mypcyabda3u KoXHI 2 THXKHI.

3MmiHu eKcKpeyii 21iKo3amMino21iKanie i3 ceuero

PiBeHb TII1IKO3aMIHOIIIIKAHIB Y C€4Yl 3HU3MBCSA Yy TMAlI€HTIB, SIKI OTPUMYBAJIU
oOu/IBa peXKUMH JO3yBaHHS 1Aypcynb(da3u 1 He 3MIHHUBCS CYTTEBO Yy MAIlEHTIB, SK1
oTpuMyBaiH miane6o. Ha 53-mMy THKHI 3MIHH PiBHIB TJIIKO3aMIiHOTJIIKaHIB Y TpyIax
imypcynbdaszu (IOTHXHS Ta KOXKHI 2 THXKHI) CYTTEBO BIAPI3HSIIUCS Bif 3MiH y Tpyrii
wiane6o, MD -207,40 (95% CI Binx -284,85 1o -129,95) 1 MD -173,20 (95% CI Bix -
240 no -105,56) BiamoBigHO.

Bik na momenm cmepmi

[lin yac gocmipkeHHs cTajiocst AB1 cMepTi. Y 24-piyHOro 4ojioBiKa B Tpymi
MIOTUKHEBOTO MPUMOMY 11ypcyib(da3u po3BUHYJAcs JiereHeBa iHQEKIIs, TuxanbHa
HEJOCTATHICTD 1 3yNHHKA Cepls Yepe3 I’ SATh JHIB Miciis Nepioi iH(y3ii, a yepe3 ciM
JHIB y HBOTO CTanacs JieTallbHa 3yNUHKA cepIls. Y IPYroro y4acHHKA, IeCTUPIYHOTO
XJIOMYMKa, SKUi OyB paHAOMI30BaHMUW J0 Tpynud I[anedo, po3BUHYIACH
CTPENTOKOKOBA IHEBMOHIS 1 uepe3 BICIM JIHIB cTajach JIET€HEBAa KpOBOTEYa 3
JIETANBHOIO 3YNMUHKOIO ceplid. JlOCTiAHMK HEe BBa)aB >KOJHY CMEPTh IOB’S3aHOI0 3
JOCIKYBaHUM TIPETIapaToOM.

Ini pesyabraTn

Komobinosana ouinka (O/KET + mecm 6-xeununnoi xoovou)

KiH1eBoro TouK010 €peKTUBHOCTI Y BKIIOUEHOMY JOCHIIKEHH] OyJ1a pi3HULIS M1k
MOYaTKOBUM piBHEM Ta dYepe3 53 TWXKHS JOCTIDKCHHS B JBOKOMIIOHCHTHIH
KOMOIHOBaHIM OIiHIl, sKka mnoeaHyBana % mnporHozoBHoi DIKEJI sk moka3zHHUK
TUXanbHOT (YHKII Ta OIIHKY 3a O-XBWJIMHHHUM TECTOM XOJbOW SK IOKa3HHK
(GhyHKIIIOHAIBHOT 31aTHOCTI. JIBOKOMIIOHEHTHHI 3BeACHUN Oan rpymnu igypcyiabdazu
IOTWXKHA OyB 3HAYHO BUIIMM, HIX y rpymi tiane6o, MD 18,96 (95% CI Bix 6,28 no
31,64). MeHny pi3HULIO OYJI0 BUSIBICHO JJI51 11y pCyIb(}a3u KOKHI 2 THKHI TOPIBHSHO
3 rpymnoro 1arne6o, MD 12,86 (95% CI Big 0,77 mo 24,95). ABTOpU NEpBUHHOTO
JOOCIIDUKEHHS, TOBLAOMMIIM, WIO PE3yJbTaTH MDK JBOMa TIpyHamMu JIKyBaHHS
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1aypcynb(ha3zoro iICTOTHO HE BiApi3HAIuCS (pi3HUI B JiKyBaHHI craHoBmia 10,84 +
7,11, P =0,1329).

IHo6iuni peakuii (ITP) i TOKCMYHICTD JIKyBaHHS

Konen yuacHuk He BuHIIOB 13 jociuikeHHs yepe3 [IP. Yacrtora IIP Oyna
NoAIOHOI0 y Tpymnax JIIKyBaHHS B paMKaxX BKJIIOUEHOro aociipkeHHs. [IP, mpo ski
HalyacTile MOBIAOMIISIIOCA TiJ 4Yac JOCHIKEHHS (3 4acTOoTOw mnpuHaitMHi 9%
MOPIBHSAHO 3 Iuianedo B OyIb-sKil rpymi JIIKyBaHHS 1Aypcylsib(a3oro), BKIIOYAIU
roJIOBHUM O11b, HA30(apuHTIT, OUIb y KUBOTI, apTpajirito Ta cBepODK. binbiicTh
noO1YHUX eeKTiB OyJIM JIerkoro abo cepeHbOro CTYICHS TSHKKOCTI B YCIX T'pyIIax.

Cepen IIP, sixi, MoximBO, Oynu TOB’Si3aHlI 3 JIKYBaHHSAM 11ypcyib(hasoro,
HaWTomupeHimI Oysu peakiii moB’s3aHi 3 iHPy3iero. [IP, moB’s3ana 3 iHy3i€to0, Oya
BHU3HAYCHA SIK TaKa, 110 BUHUKAE MPOTATOM 00U Mmiciis movyaTKy iH(y3iiiHOT Teparnii, 1
JOCIITHUK OIlIHMB, IO PEaKIliss MOXJIUBO a00 HWMOBIPHO IIOB’S3aHa 3 JOCIITHUM
npenaparoM. OgHAKOBA KUTBKICTh YYACHUKIB Y KOXKHIN TPYII JIKyBaHHS Maju OJHY
a6o kinbka [1P, moB’s3anux 3 iH(y3iero, mig yac nocaimkenHs, RR 1,05 (95% CI Bin
0,74 no 1,48) y rpyni IOTHKHEBOTO IPUIOMY 11ypCyJib(a3u MOPIBHIHO 3 I1anedo Ta
RR 1,05 (95% CI Bix 0,74 no 1,48) y rpymi ixypeynbda3zu KoxkH1 2 ThxHI. HacTtoTa
[1P, moB’si3anux 3 iHQY31€r0, Oyna MakCUMaabHOKO MK 4-M Ta 12-M TWXHSIMU Ta
3MEHIIIyBajacs B YCiX TphOX rpynax micis uporo. [1P, moB’s3ani 3 iH]y3i€ro, mpo sKi
MOB1IOMJISIIIOCS. B TPYIII T1a11e00, Oy Mo JIOHUMU 3a IPUPOJIOI0 Ta TSKKICTIO 10 THX
peaxiiiif, ikl BUHMKaJIH Yy MAII€HTIB y Tpynax, sSKi OTpUMyBalu 11ypcynbdazy. XKonaen
YYaCHHUK HE BUUIIOB 13 fociimkeHHs yepes [1P, mo’s3ani 3 iH]Yy3i€ro.

49 cepiiozaux [P BuHuKIM y 26 y4acHUKIB MiJ 4ac JOCIIIKCHHS: JEB’ATh
YYaCHUKIB y Tpymi 1anebo 3a3Hanu 3arajgom 18 cepiioznux [IP; BiciM ydacHUKIB
rpynu ixypcynibda3u KoxHi 2 THxkHI Manu 3araiom 18 cepitozaux [1P, RR 1,00 (95%
CI Big 0,65 mo 1,54); 1 neB’SITh y4YaCHHMKIB y TPyl LIOTH)KHEBOTO MPUHOMY
imypcynbdaszu 3a3nanu 3arasnom 13 cepitoznux [1P, RR 0,72 (95% CI Bix 0,43 no 1,21).
binpmricte  cepitoznux [IP  BBakanmucs He TIOB’SI3aHMMHU 13 JTOCHIKYBaHUM
MpernapaTroM, Xoua y TphOX YYaCHHUKIB criocTepiranucs cepiosHi 1P, sxi qocmigHuku
BBa)XKaJIM UMOBIPHO a00 MOKJIMBO TIOB’SI3aHUMH 3 JTOCIIKYBAHUM MTPENapaToM.

Hocninauku BusBuin antutiia IgG no igypeynbdazu y 15 namientis (46,9%) y
rpyni LIOTH>KHEBOrO MpuiloMmy iaypcyibdasu ta y 15 nauientis (46,9%) y rpymi
iaypcynbda3zn KOXHI 2 THXHI. Y JBOX YYacHHKIB (II0 OJJHOMY 3 KOXKHOI T'pynu
aKTUBHOTO JIIKYBaHHS ) BUsIBJICHO aHTHUTLIa [gM. HaiiBumia nommpenicts antutia IgG
criocTepirayiacsi Ha 27-My TWXKHI JOCHDKeHHS, Koiau 44,4% ydacHHKIB, SKi
OTPUMYBAJIH 14ypcynibda3zy, Oyiau Mo3uTUBHUMH Ha aHTuTLIa. Yepes 53 twxkni 31,7%
YYAaCHHKIB Y TpyIax iypcyibdasu 3aMuiIanucs MO3UTUBHUMY Ha aHTUTINIA. He Oyio
3B’SI3KY 3 HAsIBHICTIO aHTUTLI 1 po3BUTKOM [1P.

Pe3ynbraTtu 3a BUBHAYCHHUMH Y CHCTEMAaTUYHOMY OTJISII MIEPBUHHOIO KiHIIEBOIO
TOYKOIO Z-TIOKa3HHMK 3pOCTY Ta Baru Ta BTOPUHHUMU KiHIIEBUMHU Toukamu — ODBI,
AHI, inmgexkc wmacu JBOrO UUIYHOYKA, SKICTh JKUTTS, OI[IHKa OOJt0, piBEHb
rocmiTaiizaiiii, pecypcu, HEOOXigHl Uil MIATPUMKH JAOTJISAY BAOMA, OIlIHKA
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PO3BUTKY, ayalOJoriyHa OI[iHKa — He OyJM MpeacTaBieHl, OCKUIbKA aBTOPHU
MIEPBUHHOTO JOCIIIJI)KEHHS HE OI[IHIOBAJIM JAaHl1 PE3yJIbTaTH.

3a BHCHOBKOM aBTOPiB CHUCTEMaTHYHOI'O OTJISAY 3a3HAYAETHCS, MO MOTOYHI
JIOKa3u II0JI0 KJIHIYHOI e(eKTUBHOCTI iaypcyibda3zu MOpIBHSHO 3 Iuialedo €
ooMexxennmu. PaHpgoMizoBaHe  KIIIHIYHE  JOCHIIPKEHHS, 1[0 BKJIOYEHE JI0
CUCTEMATUYHOTO OTJISY, € 3arajloM BUCOKOI SIKOCTI, POTE Y HhOMY HE OYJI0 OMUCAHO
BXJIMBUX PE3YyJIbTATIB, BU3BHAUYCHUX IMIPU MPOBEACHHI CUCTEMATUYHOTO orjsiay. byno
npoaeMoHcTpoBano, 1mo D3T  inypcynabdazor epexkTHBHAa 3a  OIIHKOIO
(GyHKITIOHATBHOT 37aTHOCTI (BiJCTaHb, MPOMJIEHA 3a IIICTh XBUJWH 1 (opcoBaHa
KUTTEBA EMHICTH), 00’ €MIB MEUIHKHU Ta CENE31HKU Ta €KCKPeIlii MTKO3aMiHOTIIKaHIB Y
namieaTiB 3 MIIC II turmy.

Ilin yac mnpoBemenHs pAepxkaBHoi OMT 3a CKOpOYCHOIO MPOIETYPOIO
YIOOBHOBaXEHUM oOpranom 3 JepxkaBHoi OMT Oyno mnpoBeeHO — OIIHKY
MeToaoJioriyHo1 skocTi myoOumikamii Edina S. et al.,, 2016 3a amantoBaHuM JHCTOM
ominku SIGN 50 (Methodology Checklist 1: Systematic Reviews and Meta-
analyses)®. V cucreMaTH4HOMY OIJIS[i BHMBYAE€ThCA YIiTKO BH3HAYEHE KIIHIYHE
MUTaHHSA, KPUTEpii BKIIOYCHHS/BUKIIOYEHHS MpencTaBieHl y mnyoOmikarii. Ilomyx
JOCIIKeHb MPOBEEHO OuIblne HIXK Y ABOX 0a3ax (PubMed, KokpaHiBchbkuii peectp
BUIPOOyBaHb KiCTO3HOTO (PiOpo3y Ta reHetuunux posnanis, EMBASE, LILACS),
MOBHHMX OOMexeHb He Oyno. Biabip mochimkeHb, SKi BIANOBIAAIA KPHUTEPIsIM
BKJIFOYEHHS JI0 OTJISiy, TMPOBOJMIIO JIBA aBTOPH, SKI HE3AJIEKHO OIMPAIIOBAIH
pe3ynbTaTH TOIIYKY. byab-siKi po30i1KHOCTI BUPINIYBAIUCSA MUISXOM IOJATBIIIOTO
OOTOBOpEHHS 3 TpETIM aBTOpPOM. BUKIIOYEHI AOCHIHDKEHHS TepepaxoBaHi,
MIPEJCTABICHO XapaKTEPUCTHKHA BKIIOYCHOTO JOCIIDKCHHS. MeTomoioridHa sSKiCTh
BKJIFOYCHOTO JOCTI/DKCHHS OIliIHEHA 3a JIOTIOMOTOK0 IHCTPYMEHTY OIIIHKA PHU3UKY
ynepemxeHocti Cochrane Ta mnoBigomiieHa HaJIeKHUM YHHOM. OCKUIBKH [0
CUCTEMATUIHOTO OTJISATY BKITIOUEHO JIUIIIEC OHE OCIIKEHHS, OIIHKA TeTePOTeHHOCTI
HE MPOBOJMJIACE. Y CHCTEMAaTUYHOMY OIJISIII HE MPOBENEHO OL[IHKY YIEPEeIKEHOCTI
3BITHOCTI, HE MpejAcTaBieHo naiarpamy BopoHkH (funnel plot), Tak sk st gaHoro
aHaJi3y BKIIOYEHO HEJOCTaTHIO KUIBKICTh AociiKeHb (MeHmie 10). Y myOmikamii
HaJaHOo 1H(OPMAIIIIO OO0 HKEPEIT M ATPUMKHU.

Taxum unaOM, TTyOTikaris Edina S. et al., 2016 BiamoBigae O1IbIIOCTI KPUTEPIsM
orinku SIGN, BCTaHOBJIECHO BUCOKY METOJIOJIOTIYHY SKICTh.

OTxe, pe3yJabTaTd MPEACTABICHOTO CUCTEMATHYHOTO OTJISAY 3acHOBaHI Ha
JaHUX OJHOTO IUIANEed0 KOHTPOJBOBAHOTO PAHIOMI30BAaHOTO  S53-TH)KHEBOTO
nociipkeHHs. [nypeynbdaza B 1031 0,5 Mr/kr 1 pa3 Ha TUXKAEHb NPOAEMOHCTPYBala
KJIIHIYHI TepEeBaru MOpPiBHSAHO 3 IJIAaLEe00 3a OI[IHKOI CepeIHbOl PI3HHUII Y BIACTaHI
npoieHii 3a 6 XBUWJIMH NOPIBHSIHO 3 moyaTkoBuM piBHeM, MD 37,00 (95% CI Bix 6,52
1o 67,48). He Oyno craructuyHo 3Hauyiioi pi3HuIl B % nporuozoanoi ®IKEJI mix
IpyNor MOTHXKHEBOTO MpUHoMy iaypcyibdaszu ta rpynoto mianedo, MD 2,70 (95%
ClBin -2,12 no 7,52), npote abcomoraa @IKEJI 3nauno masuniunacs, MD 0,16 (95%

2 https://www.sign.ac.uk/what-we-do/methodology/checklists/
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CI Bixg 0,05 10 0,27). O0’em meuiHKH Ta cele31HKHU OyJii CyTTE€BO 3HMKEHI TOPIBHSHO
3 BHUXIJHHUM pIBHEM Yy TMAali€HTIB, IO OTPUMYBAIU 1Aypcyib(a3y MIIOTHKHEBO
nopiBHsHO 3 T1ane6o, MD -24,50 (95% CI Bix -28,94 no -20,06) Ta MD -32,30 (95%
CI Bin -41,79 po -22,81) BignoBigHO. PiBeHb TUIIKO3aMIHOIUIIKAHIB y Tpymi
iaypcynbda3u MOTHKHS CYTTEBO 3HU3UBCA TOPIBHSIHO 3 rpymnoro miamnedo, MD -
207,40 (95% CI Bix -284,85 no -129,95). XKoneH yyacHUK HE BUMIIIOB 13 TOCTIKEHHS
yepes [1P. I1P, npo ski HaitgacTiIe MoBIIOMIISIIOCS 1T Yac JTOCIHKEHHS, BKIIOYAIH
TOJIOBHHMH O171b, Ha30(apuHTIT, OUIb y JKHUBOTI, apTpaJIrit0 Ta CBEpOIkK. biibimicTh
noO1YHMX eeKTiB OyJIH JIETKOro ad0 CepeIHhOr0 CTYMEHS TSKKOCTI B YCIX TpyIIax.
Cepen IIP, sxi, moxnuBO, OynM TMOB’sA3aHI 3 JIKyBaHHAM 11ypcyib(hasoro,
HalmommpeHim Oynu peaxiiii moB’s3aHi 3 iHPy3ieto, RR 1,05 (95% CI Bix 0,74 no
1,48) y Tpymi MIOTH)KHEBOTO MpUHOMY iaypcyibdazu TOpIBHIHO 3 Tuianebo.
YnoBHOBaXXEHUM OpraHoMm 3 aepxkaBHoi OMT He mpencraBieHO pe3yJsibTaTH 3a
BU3HAYCHOIO KJIIHIYHOK TOYKOIO JIMHAMiKa TeMMiB (i3UYHOTO PO3BUTKY (3pICT, Maca
TiJIa), OCKUIBKMA Yy BKJIIOYEHOMY JI0 CHUCTEMAaTUYHOTO OIJISALY MAOCHIIKEHHI He
MIPOBOJINJIACH OLIIHKA 33 JJAHOKO KIIIHIYHOIO TOUYKOIO.

3) nma”i moao pe3yJabTariB  e(peKTHBHOCTI BHUTPAT BiANOBIAHO 10
PEKOMEH/I0BAHOI IIKAJIH TPAHMYHUX 3HAYeHb IHKPEMEHTAJIbHOI0 MOKA3ZHUKA
epeKTUBHOCTI BUTPAT B YKpaiHi

Bianosigno no n.7 Iopsaky, aep:xxaBHa OMT 3a ckopou€HOI0 MPOLETYPOIO HE
nependayae NPOBEJIEHHA  aHali3y €(QEeKTUBHOCTI BHUTpAaT Ta  PO3PAXYHKY
IHKpeMeHTaabHOro nokasnuka epexkruBHocti BUTpat (ICER) B YkpaiHi.

4) naHi MO0 €KOHOMIYHOI JOUIJIBLHOCTI (e()eKTHBHOCTI BUTPAT, AHAJII3Y
BILIMBY HA NMOKAa3HUKHU 0K0/I2KeTY) BUKOPUCTAHHS JIIKAPCHKOI0 32€00y

Bignosigno no n.7 Ilopsaky, nepxkaBHa OMT 3a CKOpPOUEHOIO MPOIETYPOIO
nependayae NPOBECHHS aHaJi3y BIUIMBY Ha MOKa3HUKHU OIOKETY B Y KpaiHi.

B pamkax mnposeaeHHsi pAep:xkaBHoi OMT 3a CKOpOYEHOK MPOUETYPOIO
YIIOBHOBO)XXEHUM opraHom 3 jepxkaBHoi OMT BiamoBigHO 10 MeTojmosiorii OyB
MPOBEICHUI aHaJI3 BIUTUBY HA TOKA3HUKHU OIO/DKETY Y YACTHHI PO3pPaxXyHKy BUTpAT Ha
MEIUYHY TEXHOJIOTIIO 3 YACOBUM T'OPU30HTOM OJIMH PiK Ha IMiJICTaB1 MPSIMUX MEANIHUX
BUTpAT Ha JIIKAPChKUH 3aci0 3 MEPCIIEKTHBY JACPKABHOTO TJIATHUKA.

Merta: OIiHUTH MOJIETTLHUH BIUTHB Ha OFO/KET JIIKApChKOTO 3ac00y imypcyibdasa
IS TIKYBaHHS MyKomnoJicaxapuao3sy Il tumy.

Merona: aHaii3 BIJIMBY Ha MMOKAa3HUKU OIOJIKETY Y YAaCTHHI PO3PaXyHKY BUTPAT 3
MEePCTICKTUBH JEP>KaBHOTO MJIATHUKA HA MEJIMYHY TEXHOJIOTIIO 3 YaCOBUM MOPHU30HTOM
B OJIMH pIK. AHaJII3 MPOBEICHUI Ha IMIICTaBl MPSIMUX MEIUYHUX BUTPAT Ha JIIKAPChKI
3acCO00M 3 MEpCHEeKTUBU JEP:KaBHOTO IUIATHUKA, BU3HAYEHOI IJIHOBOI MOIMYJISIIT
NaIi€HTIB BIAMOBIIHO 0 AaHUX, HagaHUX y 3BepHeHHI MO3 Ykpainu (moaaTky 10
aucta MO3 VYkpainu Big 09.06.2022 No25-01/12931/2-22), umo mpeactaBlIeHO Y
tabmuii 1. KinekicTs marieHTiB 3 MykomnoiicaxapuaozoM Il tumy, siki moTpeOyroTh
JIKYBaHHS 3asBJICHUM JIIKApCBKUM 3ac000M, cTaHOBUTH 27 0c¢i6. Po3paxyHku Oyiio
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IIPOBEICHO BIANOBIAHO [0 1HCTPYKIIl JUIsi MEIUYHOIO 3acTOCYBaHHS Ta 3
ypaxyBaHHSM TOTO, III0 Bara JIOPOCJIOTO MalieHTa cTaHOBUTH 70 Kr, a Bara JTUTHHH -
30 kr.

BianoBigno no smmcrta MO3 Vkpainu Big 20.06.2022 Ne25-01/13739/2-22
MEIUYHUMU TeXHOJIOT1siMU nopiBHsAHHA A1 JI3 inypeynbdasa € HIIT ta TI'CK. IIpote
BIJIMOB1AHO JI0 TIPOBEJICHOTO aHAJII3y KJI1HIYHOI €pEKTUBHOCTI 0yJIO BCTAaHOBJICHO, 110
3T1THO 3 MDKHAPOJIHOIO MPAKTUKOK iaypcynbdasza € eauaum JI3 miis cnenudigaHoro
nikyBanHs mariedTiB 3 MIIC Il tumy, HuHi imypcyibdasza BkitodeHa y llepemik
JIKapChKUX 3aco0iB, MEIWYHUX BHUPOOIB Ta JOMOMDKHUX 3aco0iB JI0 HHX, IO
3aKyMOBYIOTHCSl Ha BUKOHAHHS BIAMOBIIHUX yroJ (AOTOBOPIB), YKIAJAEHUX 0CO0OI0,
YIOBHOBA)XCHOIO Ha 3IIMCHEHHS 3aKymiBelb Yy cdepl OXOpPOHH 370pOB’S s
BUKOHAHHS TPOTpaM Ta 3A1HMCHEHHS IEHTPATI30BaHUX 3aXOJIB 3 OXOPOHH 37J0POB’S,
110 3aTBepakeHui nmoctaHoBoro Kabinety MinicTpiB Ykpainu Bix 7 0epesns 2022 p.
Ne 216 ta BiANOBIAHO 3a0€3MeUy€ETHCS NALlEHTaM B Y KpaiHi.

3rilHO0 MIDXHAPOJHUX KJIIHIYHUX HACTAaHOB Ta HACTAHOB HAYKOBUX TOBApPUCTB
iHmmx kpain (2011, 2012, 2016, 2022) TpancmianTalis FeMOINOETUYHUX CTOBOYPOBHUX
KJIITUH MOYE 3aCTOCOBYBATHUCS B OKPEMUX BUMAAKAX, TPOTE JTIOKA30BUX JAHUX OO0
€(eKTUBHOCT1 HEJJOCTATHBO, TOMY JAHUN METOJ] HE PEKOMEHIOBAaHUM JJIs JIIKyBaHHS
MIIC II tuny.

VY 3B'S3Ky 13 BHINE3a3HAYEHWUM, aHaII3 BIUIMBY Ha TIOKA3HUKH OIOKETY
MPOBEJICHO BUKIIOYHO JUIsI “MIFOYOTO CIIEHApi0” (3aCTOCYBaHHS CHENH(IIHOTO
nikyBanss), a HIIT ta TT'CK we posrasganucs sk MeIW4YHI TEXHOJIOTIi MOPIBHSIHHS
I TIPOBEJICHHS aHaJli3y BIUIMBY Ha TIOKa3HUKU OIOKETY.

Tabmums 1. Ananmi3 BUTpaT Ha OJHE BBEJIEHHS Ta Ha KypC 3acTOCYBaHHS
iaypcysibdaszu [uist JIIKYBaHHS NAIlE€HTIB 13 MyKomnoJjicaxapuao3om Il tuny

Mapamerp Inypcyasgasa
Ckunan Alt0uux pe4oBUH 1 M MicTUTh iaypcynibdazu 2 Mr
dopma BUITYCKY Ta KOHLEHTpAT JJIs1 PO3UMHY I 1H(Y31i, 2 Mr/mi o 3
J03yBaHHS M1y (daakoHi; o 1 ¢imakoHy B KapTOHHIN KOpOOIT
Cxema 3acToCyBaHHS 0,5 mMr/KT Macu Tina
KpatHicTh BBeIEHHS B piK 52
Ilina 3a 1 daxon/ 71 956,00%
TUISTIKY, TPH™

Hopocni Jlimu

Kinbkicts ¢nakoHiB Ha 1 6 3
BBE/ICHHS **
Butpartu Ha 1 BBeieHHH, 431 736,00 215 868,00
TpH
Butpatu Ha narienTta Ha 1 22 450 272,00 11225 136,00

Z3aKymiBeNnbHa 1iHa 3 OCTAHHBOTO 3aBEPUIEHOTO TEH/EPY 32 JAHUMH €JIEKTPOHHOI CUCTEMH My OITUHAX 3aKyTiBETb Prozorro - 0ToBip PO 3aKyMiBIIio
Big 23.11.2021: https://prozorro.gov.ua/tender/UA-2021-11-04-007744-b
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| pik, rpu

*6¢i0nosiono 0o rucma MO3 6i0 09.06.2022 No25-01/12931/2-22 onsa nposedents po3paxyHkis 6yio
BUKOPUCIMAHO 3AKYNIBENbHY YIHY 3 OCMAHHBLO20 306ePULEHO20 MEHOepy 34 OAHUMU eNeKMPOHHOT
cucmemu nyoaiyHux 3axynieenv Prozorro

**pospaxynuku 6y10 npoeedeHo 3 ypaxy8aHHaMm, wo cepeoHs 8a2a 00poCio20 NAYIEHMA CMAHOBUMb
70 ke, 6aca oumunu — 30 ke

3riIHO 3 THCTPYKILIE JUISI MEIUYHOTO 3aCTOCYBaHHsI J103a JIKapChKOTO 3ac00y
imypeyabdasza gk Uil A0pOCHHMX, Tak 1 sl aiTed, ctaHoBUTH 0,5 MI/Kr Macu Tina
MIOTWKHSA TIUIIXOM  BHYTpIIIHbOBeHHOi 1H(DYy31i. Bapricte mikyBaHHA yciMma
JKapChKUMHU 3aco0aMM PO3PaxOBaHO 3 MaTEMAaTUYHUM OKPYTJICHHSM KIUIBKOCTI
(baKoHIB 10 IJIOTO YKca y 01K 301IbIIICHHS.

Pe3ynpraTi aHaidy BIUIMBY Ha IMOKAa3HUKH OFOJKETY IPEJICTABIICHI 3 YaCOBUM
TOPU30HTOM B OJIMH PIK IPH 3a0e3MedeHH] yCi€i KOrOpPTH MaIll€HTIB 1AypCcyibda3oro
(Tabmurs  2). Po3paxyHKHM TIpOBEJICHO 3a CTaHJAPTHU30BAHHUM ITiJIX0JIOM (Bara
nopocioro marienTa - 70 kr, Bara AutuHU - 30 KT') Ta 32 1HAWBIAya1130BaHUM IT1]IX010M

(BIZMTOBITHO JIO MACH Tijla KOXKHOTO Talli€eHTa 13 1oaaTky 1o aucrta MO3 Ykpainu Bix
09.06.2022 No25-01/12931/2-22).

Tabnums 2. Pesynbratd aHamizy BIUIMBY Ha TOKa3HWKU OMOJDKETY MpH
3aCTOCYBaHHI 1IypCyJibdasn: TYnil ClieHapii

1 pik

KinbkicTh manmieHTiB
KinpkicTh mari€eHTiB, 10 MOXYTh 27
notpeOyBaTu JKyBaHHS (3a
JTaHUMU, HAJaHUMU Yy JOJATKy J0
JIUCTA MO3 VYkpainu Bi
09.06.2022 Ne25-01/12931/2-22)

® B T.Y. JOPOCIUX 4

® B T.4 JiTEH 23
BurpaTu Ha BCIO NOMyJISIil0 NANIEHTIB, TPH

CranpapruzoBannii | InguBinyanizoBanuii
miaxin miaxin

Butpatu Ha inypcynbda3zy Ta BIUIUB 347 979 216,00 355 462 640,00
Ha OIOJIKET, TPH

® B T.Y. JUIs IOPOCIINX, TPH 89 801 088,00 86 059 376,00

® B T.4 U JiTEH, TPH 258 178 128,00 269 403 264,00

Pesynbrat MozebHOTO aHai3y BIUIMBY Ha OIO/DKET B YKpaiHi MOKa3aid, 110
BUTPATHU Ha 3aKYMIBIIO 11ypCysib(pa3u Ha pIYHUN KypC JIIKyBaHHS OAHOTO MAallleHTa 3a
3aKyMiBEJIbHOIO LIIHOKO 3 OCTAaHHBOI'O 3aBEPIICHOIO TEHAEPY 3a JAHUMU E€JIEKTPOHHOT
cucTeMHu myOmuHuX 3aKkymiBens Prozorro (inentudikarop 3akynisii: UA-2021-11-04-
007744-b), mo cranoButh 71 956,00 rpH, cranoBisaTh 22 450 272,00 rpH s
nopocioro ta 11 225 136,00 rpu st autvHU. BuTpaTn Ha 3aKyniBiIto 11ypcyiibdasu
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IUISL JIIKYBaHHS KOTOPTH MawlieHTIB (27 oci0) 3a ycepeJHEHMMHU 3HAYEHHSIMU Baru
nauieHTiB - 347 979 216,00 rpH. 3a yMOBH BUKOPUCTaHHS 1HAMBIIYyaJIbHUX daHUX
II0JI0 Baru NAalI€HTIB BUTPATH Ha 3aKyHiBIIO 14ypcyib(a3u Ha pIYHUNA Kypc
JIKYBaHHSI KOTOPTH MALIEHTIB CTAaHOBIATH 355 462 640,00 rpH.

3MoJleIbOBaHUM BIUIMB Ha OMOUKET 1aypcyibda3zu Oylno MOPIBHSAHO 13
PEKOMEHI0BAaHMMH 3HAUEHHSMU IIKaJIM BIUIMBY Ha O0/UKET B YKpaiHi, BIANOBIAHO J10
aKTyaJli30BaHUX 3HAY€Hb PEKOMEHOBAHOI IIKaJIM OLIHKU BIUIMBY Ha OMOJKET B
VYkpaiHi Ha MiACTaBl JaHUX JEepKaBHUX BUTPAT Ha JiKapchki 3acodu y 2021 pori, Ta
BCTAHOBJICHO, 1110 MPHU 3aCTOCYBaHHI 1Iypcyibdasu, BIUIMB Ha OrKeT Ha 1 pik Oyxae
BenukuM (niepesunryBarume 100 MitH rpH) Ta Oy/1e BABIY1 OLIBIIINM 32 PEKOMEHI0OBAaHE
MOPOTOBE 3HAYCHHS CTYIEeHS (PiHAHCOBOI TOCTYIMHOCTI, III0 CTAHOBUTH 176 MIIH T'pH.

Takox, BiamoBiaHo a0 ucta MO3 Ykpaiau Big 09.06.2022 No25-01/12931/2-22,
YIOBHOBaXEHUM OpraHoM OyJI0 JOJIaTKOBO MPOAHAII30BaHO MEPETIKH BIAIKOYBaHb
pedepeHTHUX KpaiH Ta KpaiH CXxigHOi €BponM 3 METO NOIIYKY LIH (Ha piBHI
BUPOOHMKA) HA 3asBJIEHY MEIMYHY TeXHOJOrt0 cranoM Ha 01.07.2022 (Ttabmuus 3).

Tabmuus 3. [{inu Ha mikapchkuii 3aci0 imypcynbdasza y peepeHTHUX KpaiHax Ta
kpainax CxigHoi €Bpornu

Kpaina Iina 3a ¢puiakon | Lina B exBiBaseHTI*
AnbGanis®® indopmaliist HeIOCTYyIHA
Binopycn?’ BiZICYTHS
Bonrapis?® 4 677,68 GonrapcbKux JieB | 72 708,84 rpu
Bocnis i 'epuerosuna® | BigcyTns
I'penis® 2 079,64 eBpo | 63 224,59 rpH
Ecronis®! BiJICyTHS
JlatBiiicbka BIJICYTHS
Pecry6irika™®
Jlursa®? BiJCyTHS
Momnnosa** BiJCyTHS
[liBHiuHa MakenoHis > BIJICYTHS
Pecny0uika ITospma*® 10 464,31 3motux 67 876,75 rpH
Pymynis®’ 12 201,27 pyMyHCBKHX JI€it 74 987,79 rpH
Cep0is®® BiICYTHS

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

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

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

¥ http://www.fmoh.gov.ba/index.php/preporucujemo/liste-lijekova
3%https://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/106 1 2-epikairopoihsh-deltioy-timwn-farmakwn-anthrwpinhs-xrhshs-me-
enswmatwsh-dioikhtikwn-metabolwn

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

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

34 http://www.cnam.md/?page=157&

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

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

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

3% http://rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual
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Cnosanpka Pecriyomika® | 2 087,77 eBpo 63 471,76 rpu
Cnosenin® 2 530,20 eBpo 76 922,38 rpu
Vropumna®! BiICyTHS
Xopsarin*? 20 405,51 XOpBaTCHKUX KyH 82 368,88 rpH
Yecnka PecryOuika® 62 672,74 4eCbKUX KPOH 77 012,26 rpu
Yopuoropis* BiJCyTHA

*3a ogiyitinum kypcom HEY cmanom na 01.07.2022%

Omxe, 1iHa iMypcynbdasu 3a pesyabratamu TopriB nposenenux JIT «Meauani
3aKyniBial YKpaiHu», mo ctaHoBuTh 71 956,00 rpH 3a 1 ¢akoH, € HUKYOKO 3a LIHU
JOCIIKYBaHUX KpaiH y TPUBHEBOMY €KBIBaJIEHTI, POTE BUILOIO 3a 1iHY y [lonbii Ha
5,7%, Cnoauuuni Ha 11,8% Tta I'pemii Ha 12,1%.

5) nani moao kKopekTHOCTI iH(opmaulii Mpo HasiBHICTHL a00 BiACYTHICTH
€KOHOMIYHMX Ta KJIHIYHHX MepeBar 3aCcTOCYBAHHA JIIKAPCHKOro 3acoly
NOPiBHAHO 3 JIKapCcbKUM 3ac000M a00 IHIIOW MEIUYHOK TEXHOJIOTIEK
NnopiBHAHHSA (200 HOro BiACYTHOCTI)

Bianosiguo no n.7 [opsiaky nepxaBaa OMT 3a CKOpOYEHOIO MPOIEAYPOIO HE
nepeadoavyae MPOBEACHHS CKCIIEPTU3U MOJAaHUX 3asIBHUKOM 3asBH 1 JOChE, HA IMiICTaB1
AKUX MOYXHa 3p0OUTH BUCHOBOK IPO KOPEKTHICTh HaZaHO1 iHpopMallii.

4. PexomeHaaumii 11010 BKJIIOYeHHS (BUKJIYEHHS) JIKAPCbKOro 3ac00y 10
(3) HauioHaJbHOro mepesiky OCHOBHMX JIIKAPpCbKHMX 3aco0iB Ta (a0o0)
HOMEHKJIATYp (mepeJiiKiB, CHUCKIB, pPeecTpiB), 10 3aKyNOBYKTbCH 32 KOIUTH
AEpP:KAaBHOTO  OKW/:KeTy J/Jf BHUHKOHAHHSI  NporpaMm Ta  3/iliCHeHHS
LHEHTPaJTi30BaAHUX 3aXO0AiB 3 OXOPOHM 3/0poB’s, Ta (a00) pexkoMeHAAWil L1010
3aCTOCYBAHHS ISl IiJiell OXOpPOHHM 310pPOB’A JIIKAPCHKOro 3acody, omiara,
3aKkyniBjasi a00 BiAIIKOAYBAHHHA BapTOCTi #IKOI0 3AIMCHIOETHCH 3 METOI0
BUKOHAHHA PErioHAJbHUX HUIBOBUX MPOIrPaM 3 0XOPOHH 310POB’sl, L0 OBHICTIO
YM YaCTKOBO (PiHAHCYIOTHCH 32 PAXYHOK KOIUTIB MiceBUX OromxeriB, Ta (a00)
peKoMeHAanil mo/0 YKJIaAeHHs 200 NMPOJOBKEeHHS Ail (MpoJIoHranii) 10roBopis
KEPOBAaHOIO J0CcTyny Ta (a00) iHImIi pekoMeHaanii y pa3i HeoOXiIHOCTI yXBaJIeHHA
pillIeHb B CHCTeMI 0XOPOHHM 310POB’sl

Cranom Ha 25.07.2022 BignoigHo 1o 3BepHenHs MO3 Ykpainu Big 09.06.2022
No25-01/12931/2-22 Ta nmcra yrouneHHs Big 20.06.2022 Ne25-01/13739/2-22
npoBeneHo nepxkaBHy OMT 3a ckopodeHOIO MPOIEAYpPOI0 JKAPCHKOTO 3acoly
iaypcyabdasza 11 JiKyBaHHS MALEHTIB 3 MyKonoiicaxapuno3oM Il tumy. BinmosiaHo

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

40 https://www.jazmp.si/humana-zdravila/cene-zdravil/seznam-ndc-in-ivde/
“Thttp://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer segedeszkoz gyogyfurdo tamogatas/egeszsegugyi vallalkozasoknak/pupha/Vegl
eges PUPHA html

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

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

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

43 https://bank.gov.ua/ua/markets/exchangerates?date=01.07.2022&period=daily
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no 1.22 Ilopsiaky BHCHOBOK YIOBHOBa)XEHOTO OpraHy Ma€ pPEeKOMEHJalliHMA
XapaxTep.

HepxaBua OMT 3a CKOpOYEHOI MPONLEAYPOIO IIOAO JIKAPChKOro 3acoly
iaypcynbda3za ais JIIKyBaHHS MallieHTIiB 3 MyKornoicaxapugo3om Il tunmy nposenena
Ha BUKOHAHHS MIANYHKTY 3 nyHKTY 4 moctanoBu KaGinety MiHicTpiB Ykpainu Bif
23.12.2020 Ne 1300, a Takox miAMyHKTIB 5 TyHKTY 8 [Topsiiky mpoBeieHHs 1epKaBHOT
OIIIHKM MEIUYHUX TEXHOJIOTIH, 3aTBeppKeHOro mocraHoBoro Kabinety MiHicTpiB
VYkpainu Bix 23.12.2020 Ne 1300.

3a pe3yJsbTaToOM aHaji3y Taly3eBUX CTaHAAPTIB Y cepl OXOPOHU 3I0POB S
VYkpaiHu BCTaHOBIIEHO, IO 3a JAaHUMH YHI(IKOBAHOTO KIIHIYHOTO TMPOTOKOIY
MEePBUHHOI, BTOPUHHOI (CHEIliani30BaHOi) Ta TPETUHHOI (BHCOKOCHEIiaTi30BaHO1)
Meau4HOI onomoru “Mykonomnicaxapunos Il tumy” (3atBepmxenuit Hakazom MO3
Vkpainu Big 23.02.2015 Ne90) equHuM METOI0M JIIKYBaHHS MyKormoicaxapuao3y I
THUITy € 3aCTOCYBaHHA (DEpMEHTHOI 3aMICHOI Tepamii - inypcyibdaszor. B pesynprari
aHali3zy MDKHAPOJHUX TPETHMHHUX JDKEpeJl, BCTAHOBJICHO IO (hepMEHTHA 3aMicHA
Teparis iaxypeyiabdazoro y 1031 0,5 MI/Kr MOTHXXKHS PEKOMEHI0BaHa IS JIIKyBaHHS
Mykonosicaxapuaosy Il tuny 3a nanumu €Bponeiickkux pekomennauii (2011 pik),
peKOMEHAAId 100 JIKyBaHHS JI30COMAJbHUX XBOPOO HAKOMMYCHHS ILUIIXOM
dbepMeHTHOI 3amicHOi Tepamii B Mamaizii (2012 pik), 3a OPOTOKOJIOM MIOA0
JTIarHOCTUKHM Ta JIIKyBaHHS MyKoIojicaxapuao3iB HarioHanpHOTO ympaBmiHHSA
oxopoHu 3710poB's Dpantiii, (2016 pik), KOHCEHCYCHUX pexkomeHaariil B [cranii (2018
piky) Ta pekoMeHaniii Kanagacpbkoro ToBapucTBa Mykomoicaxapuao3iB (2022 pik).

3a MDKHApOJHMMH KITIHIYHUMH HACTAaHOBAMHM Ta HACTAaHOBAMH HAyKOBUX
TOBapUCTB 1HIUX KpaiH (2011, 2012, 2016, 2022) TpaHCIUIaHTaIlisl T€MOIOCTUYHUX
CTOBOYpPOBUX KIIITHH MOKE€ 3aCTOCOBYBATHCS B OKPEMHX BHIIaJIKaX, MPOTE JOKA30BUX
JaHHUX 1010 €PEKTUBHOCTI HEIOCTATHHO, TOMY JIAHUI METO]T HE pEKOMEHI0BaHUH JIsI
JikyBaHHs Mykomnomicaxapunao3y Il tumy. Ilpu oriHIl TOPIBHSUIBHOI KITIHIYHOT
edexktuBHOCTI Ta Oe3neku imypcyiabdazu ta TI'CK He Oyno 3HaiieHO BTOPUHHHUX
JDKepes JOKa30BUX JaHUX. 3a pe3yJbTaTaMu MOIIYKY MEPBUHHUX JIXKEPEIT T0Ka30BUX
naHuX OyJo0 3HAWACHO Ta MpOaHATI30BaHO 2 PETPOCIEKTUBHI AociipkeHHs (Kubaski,
et al., 2017, Patel, et al, 2014). Ockinbku maHl JOCIIJPKEHHS € HH3bKOI
METO/IOJIOTIYHOI SIKOCTi, OTPWMaHI pe3yJabTaTH MOTPIOHO IHTEpHpeTyBaTH 3
00epexKHICTIO.

JlonatkoBo OyJi0 3HAWJEHO Ta MpOaHAII30BaHO JOKyMEHT JlemaprameHTty
0XOpoHU 3710poB’s1 ABctpanii, 2018 poky, B AKOMy 3a3Ha4€Hl YMOBU Ta BUMOTH IS
OTpUMaHHS JIIKYBaHHS 11ypcyib(}a3oro mamieHTaM 3 Mmykomnosicaxapuao3om Il tumy y
pamkax [Iporpamu “JIiku, 1110 PATYIOTH XXKUATTS . Y PEKOMEH/IAIISIX OMMCaH] OYaTKOBI
KpuTepii MPUUHITHOCTI, MOCTIMHI KPUTEPli MPUHHATHOCTI Ta KPUTEPli MPUITUHECHHS
(dhepMeHTHOT 3aMiCHOI Teparii.

3a pesynbTaTaMd TMONIYKY BTOPUHHHUX JIKEPEN OKAa30BHX JIAHUX IIOJI0
MOPIBHSUILHOI KIIIHIYHOT €(pEeKTUBHOCTI Ta Oe3meKku iaypcyibdaszu Ta HaWKpamoi
MIATPUMYIOUOi Tepamii AJig JIKyBaHHS TAIll€HTIB 3 Mykomojicaxapumozom Il tumy
MIPEACTABIICHO Ta npoaHani3oBaHo KokpelHiBCchkuil cuctreMatnynuil orsin Edina S.
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et al., 2016 (BUCOKOI METOAOJOTTYHOI SKOCT1). Pe3yabTaT CUCTEMATUYHOIO OIJISILY
3aCHOBaHI Ha JaHUX OJHOTO IUIareb0 KOHTPOJIHLOBAHOTO PAaHIOMI30BaHOTO 53-
TUXKHEBOTrO JaociikeHHs. Inypcynedaza B go3i 0,5 mr/kr 1 pa3 Ha THXKIEHB
MPOJIEMOHCTPYBaJIa KJIIHIYHI [epeBarv MopiBHSIHO 3 IJ1aledo0 3a OIIHKOI CepeHbOI
pI3HMII y BIJICTaHI NPOMJEHIN 3a 6 XBUJIMH MOPIBHAHO 3 MOYATKOBUM piBHeM, MD
37,00 (95% CI Big 6,52 no 67,48). He Oyyno CTaTUCTUYHO 3HAYYIIOi Pi3HULIL B %
IPOrHO30BaHO1 ()OPCOBAHOI KUTTEBOI €MHOCTI JIETEHb MK TPYIOI0 HIOTHKHEBOTO
npuiioMmy iaypcynbdaszu Ta rpynoro mianeéo, MD 2,70 (95% CI Bin -2,12 no 7,52),
npore abcooTHa (GOpCOBAHA KUTTEBA €EMHICTh JIETE€Hb 3HAYHO MiaBUIIMIAcs, MD
0,16 (95% CI Bix 0,05 10 0,27). O6’eM NEUIHKH Ta CEIIe31HKH OYJIM CYTTEBO 3HIKCHI
MOPIBHSHO 3 BUXIAHUM pIBHEM Y TAIll€HTIB, IO OTPUMYBAIU 1aypcyibdazy
IIOTH>KHEBO MOPIBHAHO 3 mane6o, MD -24,50 (95% CI Bix -28,94 no -20,06) Ta MD
-32,30 (95% Cl Big -41,79 no -22,81) BignoBigHO. PiBeHb I1KO3aMIHOTIIIKAHIB y TpyIIi
1aypcynibdazu CyTT€BO 3HU3UBCS MOPIBHIHO 3 Tpynoto mianeco, MD -207,40 (95% CI
Bia -284,85 1o -129,95). )KoneH yyacHUK HE BUUILIOB 13 JOCIIKEHHS Uyepe3 Mo0iuH1
peakirii. [ToG1uH1 peakiiii, Mpo K1 HaYaCTIIIEe MOBIIOMIISIIOCS i1 Yac AOCIIIKEHHS,
BKJIFOYAJIM TOJIOBHUHM O171b, Ha30(apuHTIT, OUTh y JKUBOTI, apTpaJIril0 Ta CBEPOiK.
binpuricTs mo6iyHMX ePeKTiB OYJIM JETKOTO a00 CEPEIHHOTO CTYIECHS TAKKOCTI B YCIX
rpynax. Cepen moOiYHUX peakilii, siKi, MOXJIMBO, OyJM TOB’sA3aHI 3 JIKyBaHHAM
imypcynbda3zoro, HaWmomupeHinii 0yiu peakiii moB’s3axi 3 iHPy3iero, RR 1,05 (95%
CI Bix 0,74 mo 1,48) y rpymi OIOTHXKHEBOTO MPUHAOMY 1AypCyiib(}a3u MOPIBHIHO 3
miare0o.

PesynpTat MOEeNEHOTO aHaNi3y BIUIMBY Ha OIO/KET B YKpaiHi MOKa3ald, M0
BUTpaTH Ha 3aKYMIBIIO 1AypCcysib(a3u Ha pIYHUIN KypcC JIIKyBaHHS OJHOIO IMAaIli€EHTA 3a
3aKyITiBEJILHOIO IIHOO 3 OCTAHHBOTO 3aBEPILICHOTO TEHAEPY 3a TaHUMHU EJICKTPOHHOI
CUCTEMHU IMyOJIIYHUX 3aKkymiBedb Prozorro cranoBiare 22 450 272,00 rpH ais
nopocioro ta 11 225 136,00 rpu ana nutuau. Butpatu Ha 3akymiBiio ixypcyibdasu
y paMKax JiF04Ooro CIIEHApII0 JJisi JIKyBaHHS KOTOPTH MaiieHTiB (23 autuau Ta 4
JIOPOCTNX) 3a CTaHJAPTU30BAaHUM IIJIX0J0M cTaHOBIATH 347 979 216,00 rpH, 3a
1HAUBITyami3oBaHuM - 355 462 640,00 rpH.

3MoJIeIbOBaHUM BIUIMB Ha OOUKET 1iaypcyibdazu Oyino MOPIBHAHO 13
PEKOMEHJOBAaHMMU 3HAYEHHSIMHM LIKAJIM BILUIUBY HA OI0JKET B YKpaiHi, BIAMTOBIAHO A0
aKTyali30BaHUX 3HAYE€Hb PEKOMEHJOBAHOI IIKAJIM OLIHKM BIUIMBY Ha OIOJUKET B
VYkpaiHi Ha MiICTaBl JaHUX JEp>KaBHUX BUTPAT Ha JKapchki 3acobu y 2021 por, Ta
BCTAaHOBJICHO, 110 TIPH 3aCTOCYBaHHI 1ypcyyib(a3u, BIUIUB Ha OroKeT Ha 1 pik mpu
000X MmiAxoAax 0 po3paxyHkiB Oyzae BeaukuM (repeBuiryBatume 100 MiH rpH) Ta
Oyne BABIYl OUTHIIUM 3a PEKOMEHJIOBAHE MOPOrOBE 3HAYCHHS CTyIeHs (hiHAHCOBOI
JOCTYITHOCTI, 1110 CTAHOBHUTH 176 MITH TPH.

Takum duHOM, MyKomosmicaxapuao3 Il Tumy BXOAuTh 10 MEPENiKy PiIKICHUX
(ophannux) 3axBOproBaHb, 3aTBepIxKeHOr0 HakazoM MO3 Ykpainu Big 27.10.2014 Neo
778, 3apeectpoBaHoro B MinicTepcTBi toctuilii Ykpainu 13 nucronana 2014 p. 3a Ne
1439/26216. BignoBimno a0 nonokeHb KoHIenmii po3BUTKY CHUCTEMH HaJaHHS
MEIUYHOI JIOMOMOTM MallleHTaM, $KI CTpaXJalTh Ha piakicHl (opdaHHi)
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3axBoproBaHHs, Ha 2021-2026 poku, sika Oyja CXBajJeHa 3a PO3MOPAIKCHHIM
Ka6Ginety MinictpiB Ykpainu Bix 28 kBiTHs 2021 p. Ne 377-p, Ykpaina B3siia Ha cede
3000B’s13aHHS 3a0€3MEeUnTH TMalllEHTaM, SIKI CTPaXJaloTh Ha piaKicHl (opdaHHi1)
3aXBOPIOBAHHS, 3aX0AH 3 MPOGUIAKTUKH TaAKUX 3aXBOPIOBaHb, OpraHizallilo HaJaHHs
MEJIMYHOI JOMOMOTH, Oe3nepepBHUM Ta OE30IJIaTHUM JOCTYyH 0 HEOOXITHUX
JiKapchKHX 3aco0iB. BenenHs mamieHTiB 3 MykomnoJicaxapuao3zoM Il tumy nepeadavae
JiKyBaHHA (PEPMEHTHOI 3aMICHOIO TEpaIli€l0 MPHU yMOBI BIAMOBITHOCTI KPHUTEPIsM
MOYATKy Teparii Ta KpuTepisM OLiHKA edeKTUBHOCTI (PepMEHTHOI 3aMiCHOI Tepartii.
Inypcynbdaza BkmrodeHa y Ilepemik ikapchbkux 3aco0iB, MEAMYHUX BHUPOOIB Ta
JOTIOMIXXKHHUX 3aCO0IB 0 HHX, IO 3aKYIOBYIOTHCS Ha BUKOHAHHS BiAIOBITHUX YIOJI
(moroBopiB), YKIaJAeHUX 0COO0I0, YITIOBHOBKEHOIO HA 3/TIMCHEHHS 3aKyIiBeIb Y cdepi
OXOpPOHU 3JI0POB’S JIJIsl BUKOHAHHS MPOTPaM Ta 31HCHEHHS IEHTPATI30BaHUX 3aXO0/1iB
3 OXOpPOHM 3J0pOB’s, IO 3aTBEpAKEeHUN noctaHoBor Kalinery MiHicTpiB YKpaiHu
Bix 7 6epesnst 2022 poky Ne216.

OTxe, HA OCHOBI BHUIIE3a3HAYEHOr0 Ta 3 ypaxyBaHHsIM KoHiemniii po3BUTKY
CUCTEMM HAJaHHS MEIUYHOI JOMOMOTU MaIll€eHTaM, SIKi CTpakJaroTh Ha PIAKICHI
(optanni) 3axpoproBanHs, Ha 2021-2026 poku, 3aTBEPHKEHOI PO3TOPSKCHHSIM
Kab6inery MinictpiB Ykpainu Big 28.04.2021 Ne 377-p, pekOMEHA0OBAHO MPOIOBKUTH
3a0€3IeUeHHs 3aCTOCYBaHHS CIEIM(pIYHOTO JIKYBaHHS 11ypcyiab(]a3oro MaiieHTiB 3
MIIC 11 Tumy. VY 3B’SI3Ky 3 BEIMKUMH BUTpaTamMu OIODKETHHX KOIITIB Ta
MIEPEBUIIICHHSM BJIBi4i PEKOMEHIOBAHOTO MTOPOTOBOT0 3HAYCHHS CTYTEHs (hiHaHCOBOT
JOCTYITHOCTI OOOB’SI3KOBHM € BpaxXyBaHHs KpUTEpIiB JUIsl TPU3HAYCHHS Ta
NpUNUHEHHS (EPMEHTHOI 3aMICHOI Tepamii Ta MOCTIMHMM MOHITOPHHI 31 300poM
peanbHUX KIIHIYHUX JI@HUX 7 OLIHKM e(QEeKTUBHOCTI Tepamii 3a Y4acTi
MYJIbTHIUCIMIUTIHAPHOT KOMaHAN (axiBIiB.

TakoX BaXXJIUBUMU acTieKTaMH Y cpepi OXOpOHHU 370pOB’S € OpraHizaiiisi poOoTH
IIOJI0 BUSABJICHHS HOCIiB, TEHETHMYHOTO KOHCYJIBTYBaHHS Ta IpPEHATAIBHOI
JTIarHOCTUKM 3~ METOK  BHUSABIICHHS  PU3WKY  HAPOKCHHS  JITeH 3
MYKOTOJIICaXapua030M.

5. Inopmanist 00 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy:

Biamosimao g0 m. 21 I[lopsiaky BUCHOBOK yIMOBHOBAXKEHOTO OPTraHy CTOCOBHO
BIIMOBITHOT MEIUYHOT TEXHOJIOT1i BBAXA€ThCS YMHHUM JO MOMEHTY MpPOBEICHHS
HOBOI JIep>KaBHOI OI[IHKK MEUYHOT TEXHOJIOTI].
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