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No Ha Ne BIJI

BucHoBok
YIIOBHOBAK€HOT'0 OPraHy 3 JePKaBHOI OLiHKH MeIUYHUX TE€XHOJIOTiH
3a CKOPOYEHOI MPOLEeYPoro: rajicylbdasza

lepocasna oyinka MeOUYHUX MEXHON02IU 3a CKOPOYEeHOW Npoyedyporo 3a
36epuennam MO3 Vkpainu nposedeHa YNo8HOBAMNCEHUM OP2AHOM 3 O0epPIHCAGHOI
OYIHKU MeOUYHUX MEeXHON02IU 8I0n0GiOHO 00 e6umoz Ilopsaodky nposedenns
0epAHCaHOT OYTHKU MEOUUHUX MEXHONO02IU, 3ameepodceHo20 nocmarnosoo Kabinemy
Minicmpis Yxpainu 6i0 23.12.2020 Nel300 ma cknadaemuvcs 3 aHanizy NOpieHsIbHOL
eghexmuernocmi (pe3yibmamugHocmi), beanexku ma 6Nau8y Ha 610xHcem NIKAPCbKO20
3aco0y Ha OCHOBI OaHux 3 GIOKpumux odicepen iHpopmayii. Buchnogok
VNOBHOBANCEHO020 Op2aHy 3 O0epIHCABHOI OYIHKU MEeOUudHUX MexHoIo2iu 3a
CKOPOYEHOI0 Npoyedyporo Mae pekomenoayitinutl xapakmep. Ilpedcmasneni oami y
BUCHOBKY € aKmMyanbHUMU CMAHOM HA 0amy 1020 Ni020MOBKU.

1. Indopmanis npo aary NpPOBEACHHS [AEP:KAaBHOI OWIHKM MeIHMYHHUX
TEXHOJIOTIH 32 CKOPOYEHOK MPOUEAYPOI 3asiBJIEHOI0 JIKAPCHLKOro 3acoly:
25.07.2022.

2. Indopmanis npo 3asBJIeHUI JiKaAPpCbKUii 3aci0:

1) naiimenyBanHsi (mpi3BUINe, iM’fl, 1O O0aTbKOBi) 3asiBHMKAa Ta Ha3Ba
BHPOOHHKA JIIKAPCHKOI0 3ac00Yy:

Cranom Ha 25.07.2022 p. B Jlep’KaBHOMY peecTpi JIIKAPChKUX 3aCO01B JTIKAPChKHIA
3aci0 rancyabdasa NpeacTaBIeH|i TAKMM TOPrOBEILHIM HaliMEHyBaHHsM: !

HATJIA3UM, koHUEHTpAT A po3uuHy Juid iH(y3iid, 1 Mr/mi mo 5 mn y ¢uakoHi,
1o 1 ¢nakoHy B KapTOHHII KOpOOIII.

Bupoonuk - Annepconbpekon (FOK) Jlimiten, Benuka bpuranis; Berrep ®apma-
@eprirynr ['m6X i1 Ko. KI', Himeuunna; bioMapun [arepuennn Jlimiten, Ipaanais.

'http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlz1 ?2opendocument&stype=1C1821822C2DEE30C22587760033E22B
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3asiBHuK — bioMapun [nTepuewmnn Jlimiten, Ipaanmis.

2) TOproBeJibHa HA3BA JIKAPCHKOTO0 3ac00Yy:

HAT'JIASUM.

3) MIXKHApOAHA HENMATEHTOBAHA Ha3Ba a00 CHHOHIMiYHe HAaliMEHYBAHHS:
lancynedaza/Galsulfase.

4) ckjaja JikapcbKoro 3aco0y (ai4i Ta 10NOMiKHI pe4oBHHM): 1 MJT pO3UUHY
MictuTh | mr rancynsdasu; 1 prakoH MicTUTh 5 MT rancyiabdasu.

5) dopma BUIYCKY: KOHLIEHTPAT AJIs PO3UMHY AJIA 1HPY3ii.

6) crocid 3acTocyBaHHS JIKAPCHLKOI0 3aC00y:

Ak 1 y pa3i HasgBHOCTI IHIIUX JI130COMAJIBHUX T'E€HETUYHUX TMOPYIIEHb, BKpaii
BAXKJIMBO, OCOOJIMBO 32 TSXKKUX (POPM, pO3MOYMHATH JIIKYBaHHS SIKOMOTa paHille, 10
MOSIBH HEOOOPOTHUX KIITHIYHUX IIPOSIBIB 3aXBOPIOBAHHS.

JlixyBanusa Harma3zumoM ciiij TpoOBOAUTH TIiJ HAIJISAOM JIIKaps, SKUWA Ma€e JTOCBiA
JIKYBaHHS TMAIEHTIB 3 MyKomoJicaxapujao3zoM VI Tumy abo IHIIUMH CHagKOBUMH
MeTaOOTIYHUMH 3aXBOPIOBaHHAMH. Harmazum cimiji BBOJUTH Y BIANOBIIHUX KIIHIYHUX
yMOBax, 3a HasBHOCTI peaHIMaliiHOro oOJagHAaHHA JUIS HaJdaHHS HEBIAKIATHOT
MEIUYHOI JOIIOMOTH.

PekomennoBana n03a rajacynb(pa3d CTaHOBUTh | MI/KI MacHu Tijda OJMH pa3 Ha
TUXACHb Y BUIJISA1 BHYTPIIIHBOBEHHOI 1H(Y311 IpOTATroM 4 TOIUH.

7) indopmanisi Npo HASBHICTH [JEPKABHOI peecTpauil JiKapcbKoOro 3acody B
YkpaiHui:

PIT UA/13183/01/01, tepmin aii - 3 02.01.2019 no 02.01.2024.

8) dapmakosoriuna faifa  Jgikapcbkoro 3acofy Ta KoOI 3a aHATOMO-
TepaneBTHYHO-XIMIYHOI0 KiIacu}ikanicro:

[Hmi 3acobu, M0 BIUIMBAIOTH HA TPaBHY CHCTEMY Ta METa0OJI4HI IMPOILECH,
dbepmentn. Kog ATX A16A BOS.

9) noka3aHHA 10 MEeJUYHOI0 32CTOCYBAHHS, 32 AKMM I101aBaJIacH 3asBa:

Jlep>kaBHY OIIHKY MEAMYHUX TeXHOIOTiH (1ami - OMT) npoBeneHo 3a CKOPOYESHOIO
poIeAyporo 3a 3BepHeHHSIM MO3 Ykpainu, 1mo He nepeadadae mogaHHs 3asBH. Y JTUCTI
3sepHeHHI MO3 (Big 09.06.2022 No25-01/12931/2-22 Ta Bim 20.06.2022 No25-
01/13739/2-22) 3a3HayeHO HACTYNHE [OKAa3aHHA: JIIKyBaHHSA  TMAalll€HTIB 3
MykonoiicaxapuaozoM VI tuny (nani - MIIC VI tumy).

10) moka3aHHs 10 MEAWYHOI0 3aCTOCYBAHHSl BIANMOBIAHO A0 IHCTPYKUIl A/
MeJIMYHOI0 3aCTOCYBaHHS, 3aTBepAkeH0l M3, 3a HasiBHOCTI Aep:KaBHOI peecTpauii
JIKapCbKOro 3aco0y B YKpaiHi:

Harmaszum 3acTocoByrOTh JUIsl JOBFOCTPOKOBOI (DEpPMEHTHOI 3aMiCHOI Teparii
NaIi€HTIB 3 MIATBEPKEHUM JiarHo3oM Mykomnomicaxapuaosy VI tumy (MIIC VI,
HEJI0CTAaTHICTh N-aleTuiraiakro3amin-4-cynbdarasu; cuaapom Mapoto — Jlami).

11) indopmanis nmpo HAABHICTH MNMOKAa3aHb 10 MEJIWYHOr0 3aCTOCYBAHHA
JIKapPCbKOro 3aco0y 1Jis BAKOPUCTAHHS il 4YaC HAAAHHS MeJIUYHOI I0NOMOTH NPH
CTAaHAX, II0 3a3HAYeHi y NPIOPUTETHUX HANMPSAMAX PO3IBUTKY cdepH OXOPOHH
310pOB’sl.

V¥ nwucti 3BepHeHHI MO3 3a3HadyeHO, 10 HA BUKOHAHHS MIANYHKTY 3 IYyHKTY 4
noctanoBu Kabinety MinictpiB Ykpainu Big 23.12.2020 Ne 1300 , a Takox OIAMYHKTY 5
nyHkty 8 Ilopsaky npoBeleHHs ep>KaBHOI OLIHKKM MEIWYHUX TEXHOJIOrid (mami -
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[Topsinok), MO3 npocuTe NpPOBECTH JEpKaBHY OLIIHKY MEIWYHUX TEXHOJOIIHA 3a
CKOPOYEHOIO MPOLEAYPOI0 HIOAO0 JIKapChKOro 3acoly rancynb(dasza 3a MOKa3aHHSIM
nikyBaHHs nauienTtiB 3 MIIC VI tumy.

MIIC VI Tuny BKIIOYEHO IO IEPeNiKy pinkicHuX (op(paHHMX) 3aXBOPIOBAHb,
3arBep/xeHoro Hakazom MO3 Vkpainu Big 27.10.2014 Ne 778, 3apeecTpoBaHOrO B
MinictepcTsi octuiii Ykpainu 13 nuctonanga 2014 p. 3a Ne 1439/26216.

3. BHCHOBOK YNOBHOBAa:KEHOr0 OPraHy IIOA0 Ppe3yJbTaTiB NOPiBHAJIbHOI
eexTUBHOCTI (Pe3yJIbTATUBHOCTI), 0e3MeKHu, epeKTUBHOCTI BUTPAT HA JiKaApPChbKUM
3aci0 Ta aHa/i3y BIUIMBY HA IOKA3HUKH OIOKeTY:

1) naHi MO0 NPiIOPUTETHOCTI 32XBOPIOBAHHS (CTAHY)

MIIC VI tuny — ue J1130COMHE 3aXBOPIOBAHHSA HAKONUYEHHS 3 MPOrPECYOUUM
ypakeHHsIM 0OaraTboX CHCTEM, MOB’si3aHe 3 JedinmuToMm apuicyibdarazu B, 1o
OPU3BOAUTH JI0 HAKOMWYCHHsS JepMaTaHCylb(haTy. 3axBOPIOBaHHS IEpPeIaeThCs
ayTOCOMHO-PEIIECUBHUM IIUIIXOM 1 BHKJIMKaeTbcsi MyTamisMa B TeHl ARSB,
po3TramoBaHoMy B 5 xpomocoMmi (5q13-5q14). IToBimomisiocs npo monan 130 myrarii
ARSB, siki cipuuuHsIN BIACYTHICTH a00 3HMKEHY aKTUBHICTH apwicyibgarasu B (ASB
a6o  N-amerunranakro3amidn  4-cynbdarazd) Ta  TIEpepwBaHHS  Jerpajaiii
JepMaTancyab(hary Ta XOHAPOITUHCYIb]aTy.

3axXBOPIOBaHHS MAa€ IIUPOKUN CIEKTP CHUMITOMIB Ta MOXKE MaTH SK TOBUIHHO
IPOrPeCyOUnid, TaK 1 MIBUAKO MPOrpecyodrii nepedir. XapakTepHi CKeJIeTHI TUCIUIa3ii:
HU3bKHUI 3pICT, MHOXMHHUH JU30CTO3 1 JEr€HEpaTHBHE 3aXBOPIOBAHHS CYTJIOOIB.
HIBuako mporpecytodi ¢GopMHU MOXKYTh MaTH MOYATOK BiJl HAPOKEHHS, ITiIBUILECHHS
pPiBHS TJIIKO3aMIHOIJIIKaHIB y ceul (3a3Buyail >100 MKIr/Mr KpeaTuHIHY), BaXKH
MHOXUHHHUI JTM30CTO3, HU3bKUHM 3pICT 1 CMEPTh 10 2-ro abo 3-ro aecATuiiTh. biabin
NOBUIBHO Mporpecyroyda (popma Oysa onucaHa K Taka, 0 Mae Mi3H1H NoYaToK, MOMipHE
MiBUIIECHHS PIBHS TJIIKO3aMIHOTJIIKaHIB (3a3Buuaid <100 MKr/Mr xpeaTHHIHY), JIETKUN
MHOKMHHHM JU30CTO3 31 CMepTIO Ha 4-My ab0 5-My AecsaTUIITTI. [HII KITIHIYHI O3HAKU
MOXXYTh BKJIIOYATH 3aXBOPIOBaHHS KJamaHiB cepilsi, 3HWKEHHS (QYHKII JIereHb,
renaToCIJICHOMET a0, CHUHYCHUT, CEpeIHId OTHUT, BTpaTy CIyXy, amHOe YBl CHI,
MOMYTHIHHS POTiBKH, 3aXBOPIOBAHHS 3aIl’SICTHOTO KaHATy, MaxoBl ab0 MyMKOBI TPHIXKI.
Xo4a HTeNeKTyansHul nedinuT, K mpaBwmio, BiacyTHik mpu MIIC VI tumy, cumnTomu
3 OOKY IIEHTPAIbHOT HEPBOBOI CUCTEMHU MOKYTh BKIIFOUATH KOMITPECIIO IIIMIHOTO BiIILITY
XxpeOTa, CIPUYNHEHY HECTAOUIBHICTIO IIMMHOTO BIJILTY XpeOTa, MOTOBIICHHS MO3KOBUX
000JIOHOK Ta/ab0 KICTKOBUH CTEHO3, Tiapornedainito, aTpodilo 30pOBOro HepBa Ta
CInoTy".

Biamosinao mo mixHapoaHoi knacudikamii BOO3 MKX-11 MIIC VI tuny mae xox
5C56.33 (5C56.3Y Other specified mucopolysaccharidosis)?.

*https://zakon.rada.gov.ua/laws/show/z1439-14#Text
Shttps://www.orpha.net/consor/cgi-bin/Disease_Search.php?Ing=EN&data_id=24&Disease_Disease_Search_diseaseGroup=Mucopolysaccharidosis-type-
6&Disease_Disease_Search diseaseType=Pat&Disease(s)/group%200f%20diseases=Mucopolysaccharidosis-type-
6&title=Mucopolysaccharidosis%20type%206&search=Disease_Search_Simple

*https://icd.who.int/browse 1 1/1-m/en#/http%3a%2{%2fid. who.int%2ficd%2 fentity %21 596 128696%2 fmms %2 fother
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3a gaHUMH BIAKPUTOTO JpKepena iH(opmarmii mpo piakicHI 3aXBOPIOBAaHHS
OrphaNet® 2010 poky nomupenicts MIIC VI tumy cranosuts Big 1343 261 g0 1 Ha 1
505 160 >xuBOHAPOIKEHUX.

Sk 3a3Haya€THCS aMEPUKAHCHKOIO HEKOMEpILIHOW oprasizauiero ‘“HarionanbHe
TOBApHCTBO MyKomojicaxapuosis”® MIIC VI tuny € omgHuM 3 HaWOiIBII PiAKiCHHX
3axBoptoBanb MIIC. JlocToBipHI JaHI MpPO 3aXBOPIOBAHICTH JOCTYIHI JIUMIIE B THX
paiioHax, Jie TPOBOIMIIUCS eMiEMIONOTIYHI JOCIKEHHS. X04a 11e HE JOBEICHO, MOXKE
OyTH 3B’SI30K 3 €THIUHOIO npuHaiexHicTio. [lommupenicte MIIC VI tumy konuBaeTscs
Bix 13 12 739 xxuBonapoxenux y CaymiBebkiid Apasii 70 1 3 43 261 )KUBOHAPOHKEHUX
cepel TypelbKUX IMMITPAHTIB, SIKi MpokuBaroTh B HimeuuuHi, 1o 1 3 5 MinblOHIB
xuBoHapokeHux y IliBaenniit Kopei. Ilommpenicte MIIC VI tuny y Ascrpaimii
cTaHOBUTH | 3 248 372 xuBoHapokeHuX, y Himeuunni - 1 3 432 610 xUBOHAPOIKEHUX,
y SAnowii - 1 3 3 300 000 »xuBoHapopxeHux, y [ombmii - 13 7 500 000 xKuBOHAPOIKEHUX,
y CIIA - 132 000 000 >kBOHapOIKEHUX.

Bignosigno nanux KanaachbKkoro ToBaprcTBa MyKOIIOJIICaxapra03iB 1 CIIOPIAHEHUX
3aXBOPIOBAHL’ IIAPaxoBaHo, 110 npubmusHo 1 3 215 000 HapOIKEHHMX CTpaXkaac Bif
MIIC VI tumy. Xoua MIIC VI Tumy oxpemMo 3yCTpidaeTbcs PiAKO, 4acTOTa BCIX
3axpoproBanb MIIC pa3om cranoButh 1 Ha 25 000 Hapo/KeHHS, BCl JIi30COMHI
3aXBOPIOBAHHS HAKOTIMYEHHS Pa30M 3yCTpidaroThest mpubau3Ho B 1 Ha koxH1 5000-7000
HapOKCHb.

3a manumu nyb6uikauii Francesca D’Avanzo et al., 2021® nommpenicts MIIC VI
TUITy JJOCUTh PI3HOMAaHITHA CEpeJl PI3HUX I'PyH HACEJEHHS 1, 32 OLIHKAMU, KOJMBAETHCA
Bix 0,0132 nwa 100 000 >xuBoHapomxkenux y Ilompmii mo 7,85 nwa 100 000
xuBoHapokeHux y Cxiguit CayniBebkid ApaBii. OJIHaK y MEBHUX HEBEJIMKUX
MOMYJISIISAX BUCOKI TOKa3HUKH €HAOTaMil Ta COP1THEHOCT1 OaThKIB MOKYTh BUSHAUUTH
30utbmeHHs nomupeHocTi g0 20 Ha 100 000 uBOHAPOHKEHUX, SK MOBIAOMIISIETBCS Y
nmyoumikaiii Costa-Motta et al., 2014 mo10 MaaeHBEKOr0 MicTeUKa Ha MIBHIYHOMY CXOZ1
bpasumii. Sxmo posrmamatu Bci tunu MIIC, To MIIC VI tuny € HaifyacTimmm y
CaymniBcbkiit Apasii (46% ycix BunagkiBs MIIC) ta B Manaiizii (40%), Tofl sk HaitHMK4Ya
gactoTta cnioctepiraethes y [ombmti (1%) Ta [TiBgenniit Kopei (1,4%). [IpoTe, iMoBipHO,
11e HEJOOIIHEH] a1 MO0 MOITUPEHOCTI, OCKUIBKH J1arHO3H 3aJIC)KATh BijJ KIIIHIYHOTO
BUSIBJICHHS CIIEIM(DIYHUX O3HAK 1 CUMIITOMIB. BibIIl TOYHY OIIHKY MOMUPEHOCTI IIOTO
3aXBOPIOBAHHS B PI3HUX KpaiHaX, WMOBIPHO, MOXHa Oyslo O OTpUMATH LUISIXOM
cBoedacHoi 1aeHTudikamii nauieHtis 3 MIIC VI tuny nuisixoMm 3acTocyBaHHs Mporpam
CKPUHIHT'Y HOBOHAPOKEHUX, K1 HA JaHUM MOMEHT 1€ 3HAXOIAThCS HAa MUIOTHIN (a3i.

BiamoBinHo no manmx, HamgaHux y momatky mo aucta MO3 Big 09.06.2022 Ne25-
01/12931/2-22, cranom Ha 2022 pik kutbkicTh mariedTiB 3 MIIC VI tuny B Ykpaini
CTaHOBUTH 8 0C10 (2 mopociux Ta 6 IiTei).

B Vkpaini Konueniiist po3BUTKY CUCTEMH HaJIaHHS MEAMYHOI JOTIOMOTH TAIlIEHTaM,
Kl CTpaXxJalTh Ha piakicHl (opdanHi) 3axBoproBaHHs, Ha 2021-2026 poku,

Shttps://www.orpha.net/consor/cgi-bin/Disease_Search.php?Ing=EN&data_id=24&Disease_Disease Search_diseaseGroup=Mucopolysaccharidosis-type-
6&Disease Disease Search_diseaseType=Pat&Disease(s)/group%200f%20diseases=Mucopolysaccharidosis-type-
6&title=Mucopolysaccharidosis%20type%206&search=Disease_Search_Simple

Shttps://mpssociety.org/wp-content/uploads/2021/04/MPS_VI_Final 20201.pdf
"https://www.mpssociety.ca/wp-content/uploads/2022/02/MPS-VI-Booklet-English_compressed.pdf

8Francesca D’Avanzo et al.Mucopolysaccharidosis Type VI, an Updated Overview of the Disease. Int. J. Mol Sci. 2021, 22(24), 13456;
https://doi.org/10.3390/ijms222413456
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3aTBepUKEHa po3nopsmkeHnsaM Kabinery Minictpie Vkpainu Bin 28.04.2021 Ne 377-p°,
MeTa $KOi 3MEHIIEHHS CMEpPTHOCTI BiA piakicHux (opdaHHUX) 3aXBOPIOBAHb,
MIJBUIIICHHSI SIKOCTI JKWTTS TMAIll€HTIB, SKI CTpaXJaroTb Ha piakicHi (opdanHi)
3aXBOPIOBAHHS, NUIIXOM 3a0€3ME€UEHHS CIPABEIIMBOIO Ta PIBHOTO JIOCTYIY JI0 SIKICHO1
MEJUYHOI JOMOMOI'M TaKUM MallieHTam, 30Kpema J10 sIKICHUX, €peKTUBHUX Ta O€3MEeUYHUX
JIKapChKUX 3aC001B IS JIIKYBaHHS PIAKICHUX (Op(aHHUX) 3aXBOPIOBAHb, J0 MEIUIHUX
BUPOOIB Ta TPOAYKTIB CICIMIAIBHOTO JIIKYBAJBHOTO XapyyBaHHS, a TaKOX
NICUXOJIOTIYHOTO CYIIPOBOY.

2) [naHi 1OAO0 [OCTOBIPHOCTI Ppe3yJbTaTiB NOPIBHSUVIBHOI  KJIIHIYHOL
e eKTUBHOCTI Ta 0e31eKH 3asIBJIEHOI0 JIKApChbKOro 3aco0y. Onmuc (nmpeacraBJieHHs)
3a3HAYEHMUX pPe3yJbTaTiB

3 METOK aHali3y JAaHMX KIIHIYHOI €(EeKTUBHOCTI Ta OE3MeKH Tajucyib(azu st
nikyBaHHs nauieHTis 3 MIIC VI tuny npoBeaeHo MouIyk TpeTHHHUX JKepen 1H(popMmanii
II0JI0 TOKA30BHX JAHMX Yy Tally3€BUX CTaHAApPTax y cepl OXOPOHH 310pOB’S YKpaiHH,
Ha cailTax MDKHapOJHUX MNpopiUILHUX opraHizaimii, y 0Oazax ganux PubMed, Trip
Database.

B PeecTpi MeaMKo-TeXHOJIOTIYHUX AOKYMEHTIB 3i CTaHZapTH3auii MeIM4YHOI
nonomoru'’ HasBHMiT YHidikoBaHMI KIIHIYHMIM ITPOTOKOJ II€PBUHHOI, BTOPHHHOI
(cmerianizoBaHoi) Ta TPETUHHOI (BHCOKOCMEIaTi30BaHOI) MEIWYHOI JIONIOMOTH
“MYKOIIOJIICAXAPHUAO3 VI TUITY”, 3atBepmxennit HakazoM MO3 Ykpainu Bij
23.02.2015 Ne 90!

JlikyBaHHs maiienTa 13 BcraHoBleHUM giarHozom MIIC VI tumy npusHayaeThes
MICJIs OLIHKY TTOKA3aHb JIJISl IPOBEJICHHS CIEU(IYHOr0 Ta HeCTIeUU(PIUHOTO JTIKYBaHHS.

[Tpuznauenus dpepmenTHoi 3amicHoi Tepanii (nani - ®3T) nmpu MIIC VI tuny
3MIMCHIOETHCS 3a JIaHMMM TIOYaTKOBOI OIIIHKA CTaHy TMAIli€eHTIB CHeriagicTaMu
MYJIbTHIUCIUILTIHAPHOT KOMaH/TH.

CuMmnroMaTuyHe JIIKYBaHHS MPU3HAYAETHCS 3a HEOOXITHOCTI. 3a HasBHOCTI
MOKa3aHb TAIlIEHT HaIpaBIsS€ThCs Ha KOHCYJBTAII0 JO CHEIaTICTIB: OpTomena,
¢i3ioTeparneBTa, OTOJAPUHTOJIOTa, KapA10Xipypra, Helpoxipypra Ta iH.

Crenugiyaum meroaom JikyBanHsM MIIC VI tuny € ®3T 3 BuKOpHuCTaHHSIM
Jikapchkoro 3aco0y rancynbdasza. Metoro ®3T € 3MEHIIEHHS COMAaTUYHUX MPOSIBIB
3axBoproBaHHs. [InanyBanus ®3T ciig mOYMHATH B MOMEHT MOCTAHOBKHU J1arHosy, i
BOHO MOBHHHO OyTH YaCTUHOIO KOMIUIEKCHOI TPOrPaMHU JIIKYBaHHSI.

Kpurepiit BkiroueHHs 1ist npoBesieHHss 3T

JlaGopaTtopHO MiATBEpHKEHA HEOCTATHICTh/BIJICYTHICTh AKTUBHOCTI JI130COMHOTO
bepmenty apwicyiabdarasu B, Bu3HAueHOI B JIEMKOIMTaX 3 BHU3HAYEHHSM PIiBHSA
OpUHANMHI 1€ OAHOrO IHIIOTO CyJb(arazHoro ¢GepMeHTy, 3 METOI BUKIIOYEHHS
MHOXHHHOI Cyb(haTa3Hoi HeJOCTATHOCTI.

Kpurepii Bukmtouenns (npunuders) O3T

HasiBHICTP O3HAK MpOrpecyBaHHS 3aXBOPIOBAHHS, HE3BAKAIOUM Ha IPOBEACHHSA
O3T.

*https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text _
https://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/
Uhttps://www.dec.gov.ua/wp-content/uploads/2019/11/2015_90 ykpmd_mpl_vi.pdf


https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
http://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/
http://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/
https://www.dec.gov.ua/wp-content/uploads/2019/11/2015_90_ykpmd_mpl_vi.pdf
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[nnuBigyansHa HenepeHocumicTe @3T (BupakeH1 anepriyHi peakiii, MoB's3aHi 13
3aCTOCYBaHHSM JIIKapCHKOTO 3ac00Y).

HasBHiCTh y maifieHTa CymyTHBOTO 3arpO3JIMBOTO JIJISl KUTTS 3aXBOPIOBAHHS, MPHU
axkomy P3T He BIUIMHE HA MPOTHO3 (HAIPHUKIIA] OHKOJIOTIYHE 3aXBOPIOBAHHA).

BigmoBa 0aThkiB JUTHHH/3aKOHHOTO TIPEJCTABHHMKA IaIlieHTa a00 IUTHUHH, SKa
nocsirna Biky 14 pokis, Big npoeaeHds @3 T, mpuzHaueHoi cXeMU 103yBaHHA Ta rpadiky
BHYTPIIIHbOBEHHUX BIWBaHb, MiITBEPIKEHA MUCHMOBO.

Kpurepii omiaku edextuBHoCcTi O3T:

BusnaueHHsiM e€(EKTHUBHOCTI JIKYBaHHS € 3MEHILIECHHA a0o0 TMOMNEepeKEHHS
porpecyBaHHs aKTUBHOCT1 XBOPOOH, PO IO CBIIYUTH CTaOLIi3allisd KIIHIYHOTO CTaHy,
NoB'si3aHa 31 3MEHILIEHHSM KUIBKOCTI Ta/ab0 1HTEHCHUBHOCTI CHMIITOMIB, fKi
CHOCTEpIrajirch Ha MOYATKY JIIKYBaHHS.

Ominka edextuBHOoCcTI P33T mpoBOAMTHCS HE paHilmie, HIX Yepe3 6 MICAIIB 3
MomeHTy mnodarky ®3T, 6e3 mopyuieHHs NpPHU3HAYEHOI CXEMH JIIKYBaHHS Ta 03U
Ipenapary, Ik 3aCTOCOBYETBCH.

Ouinka epexruBHocTi @3T npoBoautscs B HACIT «OXMATIAUT» MO3 Vkpainu
HE pijlle, HIX JBIYi Ha PIK, Ta Y 3aKj1a/il OXOPOHH 37J0pOB’Sl, BU3HAYEHOMY JJIsl HaJJaHHS
MenuuHoi gonomoru namientaM 3 MIIC IV tuny, ne 3aificHioeThes npoBeneHas O3T,
MiJ] Yac MPOBEACHHS BHYTPIITHFOBEHHUX BIMBAaHb.

Kpumepiamu eghexkmusnocmi @37 e:

a) 30UTBIIICHHSI PYXOBOI aKTUBHOCTI (T€CT 6-XBHJIMHHOI XOAbOM Ta 301IBIICHHS
00’eMy MACUBHUX PYXIB Y Cyri00ax/po3MipH Aiana3zoHiB pyxXiB y cyrio0ax);

0) 3MEHIIICHHS PO3MIpiB MEUIHKY Ta cene3inku 3a nannmu Y 3]l abo MPT gepeBHO1
MOPOKHUHU;

B) O3UTUBHA JUHAMIKa TeMMIB (PI3UYHOrO PO3BUTKY (30LIBLIECHHS 1 HOpMai3allis
POCTY Ta MacH TiJia XBOPOTo0);

') HOpMaJli3alisi CHY;

1) 3MeHIIeHHs1 ekckpelii ['Al'iB B 1000Bi# ceui XBOpPOro (BU3HAYAETHCS JIBIYl Ha
piK).

Jlo nikapcbKux 3aco0iB 3a0e3nedyeHHs yH1()IKOBAHOTO KIIIHIYHOTO MPOTOKOITY
HaJICKUTh TaJICyIb(asa.

VY yorupHaausitomy Bunycky Jlep:kaBHoro ¢gopmy.isipa JikapcbKHUX 3ac00iB,
3aTBepmKeHoMy Haka3oM MO3 Vkpainu Big 13.06.2022 Ne 1011'2 BigcyTHil mikapcebkiii
3aci0 rancynbdasa.

[Iloa0 MI>XKHAPOIHUX KJIIHIYHMX HACTAHOB T4 HACTAHOB HAYKOBHUX TOBAPUCTB 1HIIUX
KpaiH 3HAlICHO HACTYIHI PeKOMEH/IAITi1:

1. Pexomenmauii  momgo  JIiKyBaHHS  JII30COMHHMX  3aXBOPIOBAaHb
(epmenTHOIO 3amicHOI0 Tepamiero, MiHicTepCcTBO 0XOpOHHU 310poB’st Manaiisii, 2012
(Guidelines for Treatment of Lysosomal Storage Diseases by Enzyme Replacement
Therapy in Malaysia)'?.

Kpurepii ansg nposeaenns O3T

https://moz.gov.ua/uploads/ckeditor/%D0%B4%D0%BE%D0%BA%D1%83%D0%BC%D0%B5%D0%BD%D1%82%D0%B8&/dn_1011_13.06.2022_d
od.pdf

Bhttps://www.moh.gov.my/moh/resources/Penerbitan/Perkhidmatan%200nG%20&%20Ped/GEN_RARE%20DISEASE%20/2. Guidelines_for Treatme
nt_of Lysosomal Storage Diseases by Enzyme Replacement Therapy in_Malaysia .pdf


https://www.moh.gov.my/moh/resources/Penerbitan/Perkhidmatan%20OnG%20%26%20Ped/GEN_RARE%20DISEASE%20/2._Guidelines_for_Treatment_of_Lysosomal_Storage_Diseases_by_Enzyme_Replacement_Therapy_in_Malaysia_.pdf
https://www.moh.gov.my/moh/resources/Penerbitan/Perkhidmatan%20OnG%20%26%20Ped/GEN_RARE%20DISEASE%20/2._Guidelines_for_Treatment_of_Lysosomal_Storage_Diseases_by_Enzyme_Replacement_Therapy_in_Malaysia_.pdf
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- IligtBepmxenuit mgiarno3 MIIC VI tuny. Hiarmo3 MIIC VI tuny O6yB
BCTAHOBIJICHWH TpU BUABIEHHI cnenudiunoro aedinury N-armerunragakro3aMiH-
4-cynbdarasu (apuicynbdatasu B), Bumipsaoro y gimdonurax abo gpidpodiactax
mKipu. JliarHo3 Takox Moxke OyTH MiATBEpKEHUI HAasABHICTIO MyTalliil reHy N-
aneTuiTaNaKkro3amin-4-cynbdarazu/apwicyiabdatazu B, sAki, gk BigOMO,
NPU3BOJATH J0 CEPUO3HOTO Ae(DIUTYy aKTUBHOCTI (hEPMEHTY.

- Tsxxkicts 3axBoproBaHHs. [lamieHT MOBMHEH MAaTH MiHIMAJIbHUM PiBEHb TSAKKOCTI
3axXBOpIOBaHHs, 100 Homy MoxkHa Oyno mpoBoautu D3T. IloBunHO OyTH
MPUCYTHIM NMPUHAKWMHI O7lHE a00 JEKIJIbKa 3 HACTYITHUX:

1) NOPYIIEHHS AUXaHHS M1/l Yac CHY: MAIllEHTH 3 YACTOTOIO alTHOE/TIMOMHOE >
5 moAii/ToANHY 3arajibHOro CHY a00 OLIbIIe 2 BaKKUX €Mi30/11B JecaTypallii (HacuueHHs
krcHeM <80%) miJ1 yac TOCHII)KEHHS HIYHOTO CHY;

2) narieHTd 3 (opcoBaHOIO KUTTEBOIO €MHICTIO JiereHb (mam - DXKEII)
Menie 80% Bia MPOrHO30BAaHOTO 3HAYCHHS;
3) TUCc(YHKITS MioOKap/a, Mpo IO CBIAYUTH 3HMKEHHS (pakilii BUKHIY 0

MeHIe HDK 56% (HopManpHUU [iama3oH 56-78%) abo 3MeHImieHHS ¢PakIiiHOTO
CKOpoueHHS 10 <25% (HopMansHUH AianazoH 25-46%);

4) NAlIEHTH 3 0OMEXEHUM Jlana30HoOM pyXiB y cyrio0ax Ounbie 10 rpagycis
B1J1 HOPMU B IJIeUax, Ui, CTErHaX, KOJIIHaX, JIKTIX a0 pyKax.

[TamieHTH, K1 HE BIAMOBIJAIOTh BUIIE3a3HAYEHUM KPUTEPISIM, IOBUHHI TPOXOIUTH
HIOpIYHE CUCTEMaTU4YHE OOCTEXKEHHS, NMPHU3HAYEHE J/JI1 BUSBJICHHS MOTIPLICHHS iX
KJIIHIYHOTO CTaHy. TakuM YMHOM, BOHM MOXYTb OyTH BH3HA4eHl SIK MPUAATHI IS
nikyBanus 3T mizHie.

Oco0auB1 0OCTaBUHU

- Tigponedanis. Ha chorogHimHid JeHb € OOMeEXeHI JaHi Mpo BIiAMNOBIIb
rigpouedanii Ha ®3T. Koxxen Bunagok Mae OyTu po3rjIsiHyTHH OKpEMO. 3arajiom,
®3T Oyne pexkoMEeHJOBaHA SIK JOJAaTKOBa Tepalris JO omeparii, a He SK
anbTepHATHBA OMeparlii.

- Kommpecis cnmaHOrO MO3Ky. Y JesSKHX TAaIlll€HTIB, fki oTrpumyiots 3T,
PO3BUBAETHCSI KOMIIPECI CIMHHOTO MO3KYy. XO4a KOXKEH BHUIMAJOK Mae OyTu
PO3TISHYTUH OKPEMO, XipypriyHe BTpYyUYaHHS 3aJHMIIAETHCS KPAIIUM METOIOM
JIKyBaHHS [IbOTO YCKJIaTHEHHS.

Kpurepii Bukirouenns st @3T

- IlamieHTH 3 IHIIMM 3aXBOPIOBAHHSM, IO 3arpoXKy€ >KUTTIO, Ha MPOTHO3 SIKOTO
HaBpsa uu BIuimHe O3T.

- HasBHicTh Ts%KOro ab0 HE3BOPOTHOTO YPaKeHHsSI OpraHy-MIIlIEH1, IKe HaBpsJl YU
nokpamutbes npu O3T.

- [IlamienTn 3 03HaKaM¥ 3HAYHUX TPY/THOIIIB Y HABUAHHI.

- BigMoBa mamienTiB a6o oci0, sSKi JOMISAAIOTh 32 HUMH, BUKOHYBATH HACTYITHI
BUMOTH: TOTPUMYBATHCh MOKUTTEBOI MIOTHKHEBOT BHYTPIIIHFOBEHHOI 1H(Y31HHOT
Tepaii, Ik peKOMEHI0BaHO 3T11HO 3 pekoMmeHaauisimu @3T, noTpuMyBaTCh BUMOT
MO0 MPOXO/JKEHHS PETyJSIpHUX NPOLUEAYp CIOCTEPEXKEHHS, OLIHKK Ta
MOHITOPMHTY CTaHy TMalli€eHTa 3 METOI0 OLIHKK e(EeKTHBHOCTI JIIKyBaHHS Ta
YCKJIaJIHEHb 3aXBOPIOBAHHS.
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Jo3yBanHsi: PekomMeHJOBaHMII peXuM  JO3yBaHHS JIKApChKUM  3ac000M
rajicyyib$asza CTaHOBUTH | MI/KT Ha TWXKJEHB IUIIXOM BHYTPIITHBOBEHHOT 1HDY31].
[pununenns 3T
JlixyBanus ®3T moxe OyTH BigMiHEHE B Oy/Ib-sKii 13 HACTYITHUX CUTYAaIlIi:

- Sxmo y mnamieHTa pPO3BUBAETHCA IMPOTPECYOYEe HEBPOJOTIYHE TMOTIPIICHHS
(neurological decline).

- Skmo mamieHT HE MOTPUMYETHCS KypCy JIKYBaHHS, CIIOCTEPEKEHHS, MPOIETypU
OIIIHKH BIJIIIOBIIHO JI0 peKoMeH a1 3acrocyBanas O3T.

- Sxmo y maiieHTa pO3BUBAIOTHCS 1HINI HEMOB’SI3aHI 3aXBOPIOBAHHS/CTaHU, IO
3arpoKyIOTh JKUTTIO, a00 TSOKKI 3aXBOPIOBAHHS/CTAaHU, K1 MOXYTh CKOPOTHTH
TPUBATICTh Ta SIKICTh KUTTS, IPH SKUX NalleHT He oTpumae KopucTi Big @3T npu
nikyBanHsg MIIC VI tumy.

- SIkmio y marfieHTa pO3BHBAETHCS YCKJIAIHEHHS, IO 3arpOXKy€ KHUTTIO, SKE MOXKE
MOCTAaBUTH TIiJI 3arpo3y e(EeKTUBHICTb ab0 KOpUCTh BiJ mpojoBxkeHHs D3T,
BKJIIOYAIOUYM Cepio3H1 MOOIYHI peakuli, MmoB’si3aHl 3 1HQY3i€0, abo peaxili,
MOB’s3aHl 3 AaHTUTUIAMH, SKI HEMOXJIMBO 3amoOirTd abo KOHTPOJIOBATH
BIJIMOB1AHOO TIPEMEIUKAIIIEI0 Ta/a00 KOPUTYBaHHSAM IIBUAKOCTI 1HPY3Ii.

- Sxmo y mamieHTa po3BHUBAIOTHCS HE3BOPOTHI abo Tskki yckimagHeHHss MIIC VI
THUITY, IO 3arPOXKYIOTh KUTTIO, noaanbia O3T He mpuHece KOPUCTI (HAMpPUKIA/,
cepiieBa HEJOCTAaTHICTh BHACIIIOK TSKKOI MITPAIBbHOI perypritarii).

2. IlokazaHHsi [0 AayTOJIOTIYHOI Ta  QJOreHHOI TPaHCILIAHTAWLIl
reMONMOETHYHUX KJIITHH: PpeKoMeHAallii AMEPUKAHCHKOI0O TOBapUCTBa 3
TPaHCIUIaHTalii KpoBi Ta KicTtkoBoro mMo3ky, 2015 (Navneet S. Majhail at all.,
Indications for Autologous and Allogeneic Hematopoietic Cell Transplantation:
Guidelines from the American Society for Blood and Marrow Transplantation. Biol
Blood Marrow Transplant xxx (2015) 1e7)'.

AMeEpUKaHChKE TOBApHUCTBO 3 TPAHCIUIAHTAINI KpPOBI Ta KiCTKOBOTO MO3KY Y
BIJIMOBIIb HA TMOTpeOy, BU3HAUCHY NAIliEHTAMH, MOCTavyajbHUKAMH, TUIATHUKAMHU Ta
MOJIITUKaMH, 3acHyBajio PoGouy rpymy nans  ¢GopMyioBaHHS  KOHCEHCYCHHX
peKkoMeHaaIi 1moa0 KimHIYHUX nokazanb s TT'CK, BpaxoByro4n J0Ka30Bi JaHi.

Jlnst marfienTiB quTsdoro Biky 3 mykomnodicaxapumozoM (MIIC I tamy 1 MIIC VI
tumy) pekomenoBana anorenna TI'CK, He pekomennoBana aytonoriuna TT'CK.

3. MykonoJgicaxapuao3. HamioHagabHUIET NPOTOKOJ JiarHOCTMKH Ta
JikyBanHs HauioHaJbHOro opraHy 3 nmMTaHb OXOPOHM 310poB's Ppanuii, 2016
(Protocole National de Diagnostic et de Soins (PNDS) Mucopolysaccharidoses)".

B nanwmii wac gocrynHi aBa cneurdiudi metonu aikyBanHs: TI'CK 1 @3T. Bubip
nmikyBaHHs 3anexuth Big tuny MIIC, ¢enorumny, BiKy Ta HEBpPOJOTIYHOTO CTaHY
alf€eHTa.

TI'CK edexktuBna nepeBakno miass MIIC 1 tumy. BryrtpimbaboBeHna O3T
pexkomenaoBana juis stikyBands MIIC 1, 11, IV, VI tumis.

TI'CK maitdacrtime mnokazaHa mnamieHtaM i3 Tsokkum MIIC I tumy (xBOopoOa
I'ypnepa). Jns namientis 3 MIIC I tury, MIIC II tumy, MIIC IV tuny a6o aasite MIIC
VI tuny nokazaHHs MOKYTh OOTOBOPIOBATHCS B KOKHOMY KOHKPETHOMY BUTIAKY, KOJTU

"“https://higherlogicdownload.s3.amazonaws.com/ASBMT/43al f41f-55cb-4c97-9e78-c03e867db505/UploadedImages/Indications_for Auto_and_All.pdf
https://www.has-sante.fr/upload/docs/application/pdf/2016-08/pnds_- mucopolysaccharidoses.pdf


https://higherlogicdownload.s3.amazonaws.com/ASBMT/43a1f41f-55cb-4c97-9e78-c03e867db505/UploadedImages/Indications_for_Auto_and_All.pdf
http://www.has-sante.fr/upload/docs/application/pdf/2016-08/pnds_-_mucopolysaccharidoses.pdf
http://www.has-sante.fr/upload/docs/application/pdf/2016-08/pnds_-_mucopolysaccharidoses.pdf
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J1arHo3 MOCTaBJIEHUW JIy>)K€ paHO, HaBITh y HEOHaTalbHOMY Imepioai, KomiteTom 3
TepaneBTUYHOI OLiHKH MyKomoumicaxapuao3y (Comité d’Evaluation Thérapeutique des
Mucopolysaccharidoses, CETMPS).

lancynbdaza nokazana nauientaM 3 aiarnozomM MIIC VI tuny y n031 1 Mr/kr Ha
THUKJICHb.

4. Pexomennanii moao BexenHss MIIC VI Tumy: cucreMaTu4Hi
pexoMeHaanii, 3acHOBaHi Ha J0ka3ax i koHceHcyci, 2019 pik (Akyol, M.U., Alden,
T.D., Amartino, H. et al. Recommendations for the management of MPS VI: systematic
evidence- and consensus-based guidance. Orphanet J Rare Dis 14, 118 (2019).
https://doi.org/10.1186/s13023-019-1080-y)'S.

Po3pobka 1mux pexomennaiiii Oyma 3xaificHeHa KepiBHUM KOMITETOM, O CKIIATy
AKOr0 BXOAWIM 26 MDKHapOJHUX (axiBUIB y Tramxy3l OXOPOHHM 3A0pPOB’S 3 pIZHUX
JTUCLUILTIH, XTO Ma€ nocBia BeaeHHs MIIC VI tuny, Ta npeacTaBHUKY Mali€eHTiB. MeToro
nporpamu Oyna po3poOKa KepiBHMUUTBAa wIoA0 BeaeHHsS naBox TtumiB MIIC 6e3
HEHPOKOTHITUBHUX MposiBiB, a came MIIC IVA tuny Ta MIIC VI tumy.

3aranom OyJi0 po3pobiieHo 93 pekoMeHallii, Ki OXOIUTIOIOTh I’ SITh cdep: 3arajibHi
NPUHIIMIN YIPABIIHHS; PEKOMEHIOBAaHUN PETyJISpHUNA MOHITOPUHT Ta oiiHku; D3T 1
TPaHCIUIAHTAIIISl TEMOMOETUYHUX CTOBOYPOBUX KIIITHH; 3aXO0/AH JUISl MIATPUMKH PO3JIa/IiB
JUXaHHS Ta CHY, aHECTeTHKH Ta XipypriuHi BTpydanHs. [licis 1BOX payHIiB
TOJIOCYBaHHS OyJIO JOCSITHYTO KOHCEHCYCY IOAO BCiX 3asB. KepiBHUIITBO MICTUTH
HaJIIiHI peKOMEH/Iallii, 3aCHOBaH1 Ha JJ0OKa3aX 1 KOHCEHCYCl, MO0 BEJASHHS JTOPOCIHNX Ta
neaiarpuyHux namieHtiB 3 MIIC VI tumy.

PexomeHnnaitii moso raiacyibdazu

[Tamientam 13 MIIC VI Tumy pekoMEHIYeEThCS SKHAWMIBUIIIE PO3MOYATH
nosrotpuBainy @3T rancynsdhazoro y 1031 1 MI/Kr/THXKIEHb NUISIXOM BHYTPIIIIHBOBEHHOT
(Y311 micns miarBepKeHoro aiarno3y. Ctymine goka3oBocTi B (koHceHcyc - 89%).

Pexomenpanii momo TT'CK

bepyun no yBarm pu3MKH 3aXBOPIOBAHHS Ta CMEPTHOCTI, TMOB’S3aHI 3 III€IO
nporeayporo, TI'CK moxe Oytu BapiantoM ais namientiB 3 MIIC VI tuny, siki MatoTh
BI/IMOBIJTHOTO CHOPIAHEHOTO JOHOpa (200 HECHOpigHEHOro JoHOpa), abo mMmepecaaKy
mynoBUHHOI KpoBi. CTymiHb noka3oBocTi: C (koHceHcyc - 86%).

VY 3B’3Ky 3 pU3UKOM CMEPTHOCTI Ayke BaxumBo, o0 TI'CK mpoBoauBcs nuiie B
yCTaHOBI 3 OaraTonpodiIpHOI KOMaHO00, sSika Ma€ J0CBiA BeAeHHs maiieHTiB 3 MIIC
VI tuny. Crynisb qokazoBocti: D (koHceHcyc - 91%).

5. HauionanabHi pexoMeHaamii 1I0OA0 TPAHCIVIAHTALII IeMONMOCTHYHMX
kiaiTuH ITHaidcbkol paau mMeauvHux aociimkenb, 2021 (National Guidelines for
Hematopoietic Cell Transplantation. Indian Council of Medical Research)'’.

HamionanpHi pexomMeHaaIii mo/10 TpaHCIUIAHTAIlll TeéMOMOSTUYHUX KIITUH OyiH
po3po0eHl KoMITETOM [HIIMCHKOT pagu MEAUYHUX AOCIIKEHb, B IKY BXOJATH JIIKapi-
TPAHCIIJIAHTOJIOTH, KIIIHIIKUCTH, MaToMOp(OJIOTH Ta HayKOBIl. MeToI peKoMeHaIliil €
CTBOpPEHHS IAa0JIOHYy Ta JOMOMOra JiKapsAM-TPaHCIUIAHTOJOraM Ta IEeHTpaMm 3
MIPOBEICHHS TPAHCIUIAHTOJIOrT y (pOpMyBaHHI BIACHUX MPOTOKOJIB 1 MOJITHKU IIOIO
npoeaeHHss TI'CK. VYV pexomeHpamisix MIIKPECTIOETCS BaXXJIMBICTh THUITYBaHHS

"®https://ojrd biomedcentral.com/articles/10.1186/s13023-019-1080-y
https://main.icmr.nic.in/sites/default/files/upload_documents/Nat Guide HCT.pdf


https://ojrd.biomedcentral.com/articles/10.1186/s13023-019-1080-y
https://main.icmr.nic.in/sites/default/files/upload_documents/Nat_Guide_HCT.pdf
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aevikouutapHoro antureny Joauuu st TI'CK, 06poOku Ta 36epexeHHs: CTOBOYpOBUX
KJIITHH, @ TAKOXK CIOCTEPEIKEHHS 3a MallleHTaMU Iicisl TpaHCIUIaHTalii. Pekomenaanii
TakoX MICTATh nmoka3zanHs 70 TT'CK sk y nopociux, Tak 1y JITEH.

Jns miteir ta mimitkiB 3 MIIC VI tuny pekomennoBana anorenna TI'CK Bix
CYMICHOT'O CIIOPIAHEHOTO JIOHOpa, M00pe MiaiopaHOro HECHopiaHEHOro JoHopa (8/8,
10/10 a6o 9/10, sxmo HeBiamoBiAHICTH € B DQB1), HEBIAMOBIAHOTO aNbTEPHATUBHOTO
7oHOpa (MYyMOBUHHA KpPOB, TAIUIOIIGHTUYHI Ta HEBIIMOBIIHI HECIOPIAHEHI JOHOPH)
(xiHIYHUE BapiaHT, piBeHb II).

VY naHux pekoMeHJallsAX KaTeropis “KIHIYHUA BapiaHT CTOCY€ThCS MOKa3aHb, 3a
AKUMHU PEe3yJbTaTH HEBEIMKUX KOTOPTHHX MAOCHIIKEHb IOKA3yIOTh €(PEKTUBHICTH 1
npuitHATHY TokcuuHicTh npouenypu TI'CK, ane panaomizoBaHi KIIIHIYHI JOCIHIIKEHHS
BiicyTHI. Illupokuil niama3oH OOCTYNMHHUX METOJIB TPAHCIUIAHTALl B TMOEJHAHHI 3
pi3HUMH (PaKTOpaMH MAlI€HTIB, TAKUMH K BIK 1 CYNMyTHI 3aXBOPIOBAaHHS, YCKJIAIHIOE
1HTepIpeTalio Mux naHux. [loTouHa iHTeprperalliss HaSBHUX JAaHUX IOJ0 MOKa3aHb,
BIJIHECEHUX JI0 I1i€i KaTeropii, marsepmkye, mo TI'CK e miHHuM BUOOPOM 11 OKPEMHUX
MAIIEHTIB MICIIS PETEIHBHOr0 OOrOBOPEHHS PU3HKIB 1 TIepeBar 3 MaiieHToM, ajie moTpedye
MOJAIBINIOI OIIHKKA. TpaHCIUTaHTAIllI0 3a TOKa3aHHSIMH, SKI BiJHECEHl J0 Kareropii
“KkITHIYHUN BapiaHT” CJiJ] MPOBOJWTH B CIEIIalli30BaHOMY IIEHTPi 3 BiJAIMOBIIHOIO
1H(PACTPYKTYPOIO JIIKAPSMU 3 BeTUKUM J10cBiioM nipoBenenns TI'CK.

HonatkoBo Oyno 3HaiimeHo Pexkomenpmariii /lemapTramMeHTy OXOpOHH 3710pOB'S
Asgctpanii Ilporpama “Jliku, mio psaryoTh xkutTs” - MykonoJgicaxapuaos VI tumy —
Pexomennauii Jlemapramenty oxoponu 310poB'sa Ascrpadii, 2020 poky (Guidelines
for the treatment of mucopolysaccharidosis type VI disease (MPS VI) through the
Life Saving Drugs Program)'®,

i pexoMeH1aIIi1 MiCTSTh 3arajibHi, TOYaTKOBI Ta IIOTOYHI BUMOTH II[0JI0 OTPUMaHHS
JOCTYIy JIO JiKapchkoro 3aco0y rancynbdasza mns mikyBanas MIIC VI tuny B pamkax
[Iporpamu “Jliku, mo pATyIOTh XXUTTA (Hami - [Iporpama).

MenukaMeHTO3He JIIKYBaHHS 3a JeprKaBHI KOIITH B pamkax IIporpamu, noctymnHe
JUTsl TAi€HTIB 3 miaTBepAkeHuM Aiarnozom MIIC VI tuny. 3apa3 icHye 0uH J1KapChbKHii
3aci0, skuii MOkHa oTpumatu B pamkax [lporpamu s mikyBanHs MIIC VI tumy.
MixxHapojiHa HEMaTeHTOBaHa Ha3Ba I[bOT0 JIIKAPCHKOTO 3ac00y rancynbgasa.

MakcumanbHa 103a raicyibdasu, siky MOKHa oTpuMatu B pamkax [Iporpamu,
CTaHOBUTH 1,0 MI/KT Ha THXKJCHB.

3aranbHi KBajiikamiiiHi BUMOTH: MAIll€EHT MOBWUHEH BIJIMOBIJATH MOYATKOBUM 1
MOTOYHUM KPUTEPIAM MPUMHITHOCTI, K JETAIBHO OMUCAHO B IOKYMEHTI; OpaTH y4acThb
B OIIHIT €(pEKTUBHOCTI JIKAPCHKOTO 3aCO0Y MUISIXOM MEPIOUIHOI OI[IHKH 3T1THO 3 IIUMH
peKOMeHJalisIMH, a00 MaTH NPUNHATHY NPUYUHY HE NPUKWMATH y4acTl y MeplOAUYHIMI
OLIIHIII; HE CTPaXKJaTH Bif OyAb-sIKUX 1HIIUX 3aXBOPIOBAHb, BKIIIOUAIOUN yCKJIATHEHHS
abo nacmiaku MIIC VI Tumy, ki MOXYyTh MOCTaBUTH MiA 3arpo3y e(eKTHBHICTDH
MEJMKAMEHTO3HOTO JIIKYBaHHS.

Kpurepii BUKIIOYEHHS: Mall€eHTH 31 3HAUHUMM TPYAHOLIAMH B HaBYaHHI Ta/abo
HEBPOJIOTIYHUMHU CHUMIITOMaMH, TOB’SI3aHUMHU 13 3aXBOPIOBAHHSM, OCKIUJIBKH IIi

"®https://www.health.gov.au/sites/default/files/documents/2020/1 1/life-saving-drugs-program-mucopolysaccharidosis-type-vi-mps-vi-guidelines.pdf
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CUMIITOMM HE MIJIAraloTh JIKyBaHHIO 3a gonoMororo P3T; maiieHTH 3 HasBHICTIO
IHIIOTO HEOE3MEYHOro ISl KUTTA ab0 TIKKOrO 3aXBOPIOBAHHS, HA JIOBrOCTPOKOBHIA
MIPOTHO3 IKOTO HaBpsij yu BruinHe D3 T; marieHTy 3 HAsIBHICTIO 1HIIIOTO 3aXBOPIOBAHHS,
AKe CTaBUTh Mij 3arpo3y epektuBHICT, P3T; namieHTH, K1 OEpyTh y4acTh B KITHIYHUX
JTIOCITKEHHSIX.

Hiarao3 MIIC VI tuny moBuHeH OyTH MIATBEPKCHUIN JTEMOHCTpAIE0 AedIiUTy
apuicyiabpatazu B B nelikonmuTax 3a pe3ysibTaTaMd aHalli3y, NPOBEICHUM B
aKpeauTOBaHii aboparopii, abo y BUNAAKy OOCTeKEeHHS OpaTiB 1 cecTep MalieHTa 3
J1arHO30M - BUSBIICHHS 2 MyTallii, 10 IPU3BOAATH 10 PO3BUTKY 3aXBOPIOBAHHS.

Hedinut apuncynbdarazu B B jedkomuTax ciaij MATBEPAUTH 3a JOMOMOTOIO
(hepMeHTHOr0 aHayli3y B KyJbTHBOBaHMX (iOpobiacTax ImKipu ad0 BUSBJICHHAM
3aXBOPIOBAHHS, 110 CIIPUYMHSE MYTallil B TeH1 apuicyibdarazu B.

[TouaTkoBi KpuTepii NPUHUHATHOCTI JUIS JIIKYBaHHS TajiCyJib(a3or BKIIOYAIOThH
YMOBH, 11O TAIlIEHT TOBUHEH MaTH IIPUHAWMHI 0JTHE 3 HACTYNmHUX yckiaagHeHb MIIC VI
TUILY:

- MOPYILICHHA [MXaHHSA yBl CHI: Yy MAall€HTIB 13 YacTOTOK AalHOE/TIMOMHOE >5
MOJ1I/TOMUHY 3arajlbHOr0 4acy cHy a0o Ouiblue 2 cepilo3HUX €Mi30[1B Jecaryparii
(macuuenHs kucHeM <8(0%) 3a mepioJl HIYHOTO CHY;

- ®XKEJI menie Hixk 80% BiJl IPOrHO30BAaHOTO 3HAYCHHS;

- muchyHKILIS MIOKap/a, Mpo 110 CBIAYUTH 3HWKEHHS (pakilii BUKUAY MEHIIEe HIXK
56% (HopmanbHUIl fiana3oH 56—78%) abo 3HMKEHHS (PPAKUIHHOTO CKOPOYEHHS [0
<25% (HopmanbHUil niama3oH 25-46%);

- KOHTPAKTypa Cyrjo0iB: y Mali€HTIB 3 OOMEXEHUM [1alla30HOM PYXIB y Cyrio0ax
outbiie Hixk Ha 10 rpagyciB Big HOPMHU B IUJI€Yax, LIWi, CTETHAX, KOJIHAX, JIKTIX abo
pyKax;

- HEMOBJIATA T JIITH BIKOM /IO 5 POKIB: 3asIBKM MOXYTh OyTH TTOaH1 I HEMOBJISIT
1 miTe#t, sxi me He MaroTh cumntomiB MIIC VI Tumy, mo BiAmoBiIalOTh KPUTEPisIM
OPUMHATHOCT] (HANpUWKIaA, AiarHO3 BCTAHOBJICHHUN IIJISXOM TE€HOTUITyBaHHS), abo
nependavaeThes TSHKKUN epeOir 3aXBOPIOBaHHS, BPaXOBYIOUH TPOTrPECYBaHHS XBOPOOU
Oparta abo cecTpH, siIKi MalIOTh aHAJIOT1YHE 3aXBOPIOBAHHS.

[TocTiiiHl KpUTepii MPUUHATHOCTI: JIKYIOUM JIIKap MOBUHEH MIOPOKY 10 | TpaBHs
noJiaBaTv oKpemy (opMy MOBTOPHOI 3as1BH, AKIIO BiH 0axkae, 100 MAIliEHT MTPOIOBKYBaB
OTpUMYBATH JIIKYBaHHS 3a JepXaBHI KOIITH B pamkax pgaHoi IIporpamu. dopma
NOBTOPHOT 3asBU Ma€ MPOJAEMOHCTPYBATH KJIIHIYHE MOKPAIEHHS CTaHy MalieHTa abo
cTabuTi3aIlito cTaHy malieHTa, a TaKo)K MOBHHHI OyTH HaJlaH1 JOKa3H, 0 MiATBEPIKYIOTh
nocTiitHe npaso Ha jikyBanHsg MIIC VI tumy.

JIikyBaHHS 3a Jiep’KaBHI KOIITH B pamkax [Iporpamu Mosxe mpoaoBKyBaTHCS, SKILO
HE 3aCTOCOBYETHCS OJTHA a00 JEKUIbKA 3 HACTYIMHUX CUTYallli: HEJJOTPUMAaHHS HAJIC)KHUM
YHHOM CXEMH JIIKyBaHHS, HEHaJaHHS JaHWX, KON pe3yJbTaTiB TECTyBaHHS Ta
enekrponnoi tabmuui Excel mms MIIC VI Ttumy, mo miarBepaxyroTh e()eKTHBHICTD
Tepamii; Teparlis He 3JaTHa MOJIETIIMTH a00 CTablII3yBaTH CUMITOMH 3aXBOPIOBAaHHS,
MalleHT Ma€ Ccepiio3Hi MOOIYHI peakuii, MOoB’s3aHl 3 1HQY31€10, SKUM HEMOXKIMBO
3amo0IrTH BIAMNOBIIHOIO MPEMEAHUKAIIEI0 Ta/ad0 KOPUTYBAHHSM IIBUJKOCTI 1HDY3I1; Y
Nall€HTa BUHUKAIOTh 3HAYHI TPYAHOUIl 3 HaBYAHHSM Ta/ab0 HEBPOJIOrIYHI CUMITOMHU
3aXBOPIOBAHHS, OCKUIBKM 111 CUMIITOMH HE MOKHa JIKyBaTH 3a gomnomoror P3T; y
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MaIieHTa PO3BMBAETHCS 1HIIE HEOE3MeUHe M KUTTS abo TSHKKE 3aXBOPIOBAaHHS, Ha
JOBrOTPUBAIMI MPOTrHO3 AKOoro Haepsia uyu BuimHe P3T; y mamieHTa po3BUBAETHCSA
IHIIMI MEJIMYHUNA CTaH, SIKUA MOXHa OOIPYHTOBAaHO OYIKYBAaTH, IO IMOCTaBUThH [
3arpo3y BianoBiab Ha ®3T; yMOBH, 3a3HaYEH] B KPUTEPISX BUKIIOUEHHS.

[Tonryk BTOPWMHHUX JKEpEN TOKAa30BUX JaHUX IOJO0 MOPIBHSIBHOI KIIHIYHOT
edeKTUBHOCTI Ta Oe3neku rancyiabdasu, Halkpamioi miarpumyrodoi teparii Ta TI'CK,
Bu3HaueHnX y Jucti MO3 Big 20.06.2022 Ne25-01/13739/2-22 y sikocTi KOMITapaTtopa
s nikyBanHa MIIC VI tuny y nopocnaux Tta aiteit OyB mpoBeaeHui y 0a3ax JAaHHX
PubMed, The Cochrane Library database, Trip Database y 1Box ctpaTerisix mouyky.

KuiniyHe nuTaHHA: BUBYUTH KJI1HIYHY €(EKTUBHICTH Ta 0€3MeKy rajicylb(asu B
MOPIBHSHHI 3 HAaWKpaIoK MIATPUMYI04O0 Tepamieto it gikyBanHa MIIC VI tuny y
JOPOCTUX Ta JITEH.

HocaigxyBana monyJasiuis - qopocuti ta aitu 3 MIIC VI tumny.

HocaigxyBaHuii JikapcbKuii 3acid - raicynbdasa.

Kommnaparop - Haiikpailia nigTpUMyro4da Tepartisl.

OCHOBHI 10cJIiIKyBaHI pe3yJabTaTu - 12-XBUIMHHHAN TECT X0/1b0OU, 3-XBUIMHHUM
MiIAOM MO CcXOjaX, 6-XBUJIMHHUK TeCcT XoapOu, GyHKIS AuxaHHs, (QYHKIsS cepiis,
€KCKpellis TI11KO3aMIHOTJIIKAaHIB 13 ce4€elo, MOOI1YH1 peakKilii.

[Tomryk O6yB mpoBeaenuii B 6a3ax ganux PubMed, The Cochrane Library database,
Trip Database. Poxu nyOmikamii 3 2010 p. - 2022 p., nmomyk OyB oOMeXeHUU
aHTJIOMOBHUMHU CTATTSMH Ta TTOBHOTEKCTOBUMH ITyOITiKaIlisIMH.

Kputepii BkiIWOYeHHSI: CUCTEMaTW4HI  ONVISIAM  Ta/abo  MeTa-aHali3H
PaHAOMI30BaHUX KOHTPOJIbOBAHMX JOCIIIKEHb, MPOCIIEKTUBHUX Ta PETPOCIEKTHUBHUX
oOcepBalllfHUX JOCIIHKEHb 3 BUBUCHHS €(EKTUBHOCTI Ta Oe3neku rajicyiabdasu as
nikyBanast MIIC VI tumy.

KpuTtepii BUKkiI0YeHHsI: TOCTIKeHHS (apMaKOKIHETUKU Ta (apMaKOIUHAMIKH,
JTOKJIIHIYHI  JOCHIDKCHHS, paHIOMI30BaHI Ta HEpPaHIOMI30BaHI JOCIIKCHHS,
BIJICYTHICTb MPEJCTaBICHUX PE3YyJIbTATIB, AJOCTIIKEHHs, OMyOI1KOBaHI HE aHIIIICHKOIO
MOBOIO.

Kurouosi cioBa momyky: Mucopolysaccharidosis VI, MPS VI, Maroteaux—Lamy
syndrome, Galsulfase, Naglazyme, N-Acetylgalactosamine-4-Sulfatase, rhASB, enzyme
replacement therapy. 3actocoByBanucs ¢uibtpu: Meta-Analysis, Systematic Review,
full-text, English.

3a manuMu Tpbox 0a3 manux Oyino BusBieHo 7 myOmikariit. [licis BUKIIOYEHHS
nyOmikaTiB, BAYMTKHU 3aroJIOBKIB Ta aOCTPaKTIB 1 MEPEBIPKH BIAMOBITHOCTI MyOMiKaIin
BU3HAYCHOMY KIIHIYHOMY MHUTAHHIO JUIsl TOAAJBIIOTO aHamizy Oyjo BigiOpaHo 2
cuctematuuHi orssiu Brunelli et al., 2021" ta El Dib and Pastores, 2009%.

Mertoro cuctemaruyHoro orisiay Brunelli et al.,2021 6yno ouiHuTH e(EKTUBHICTH
ta 6e3neky JikyBaHHs MIIC VI tuny 3a nonomororo ®3T rancyibdazoro NOpIBHIHO 3
IHIIMMHU BTpY4YaHHSIMH a0o0 mare6o/6e3 BTpy4aHHs.

Brunelli MJunqueira, Atallah AN, da Silva EMK. Enzyme replacement therapy with galsulfase for mucopolysaccharidosis type VI. Cochrane Database
of Systematic Reviews 2021, Issue 9. Art. No.: CD009806. DOI: 10.1002/14651858.CD009806.pub3.

Regina P El Dib, Gregory M Pastores. A systematic review of new advances in the management of mucopolysaccharidosis VI (Maroteaux-Lamy
syndrome): focus on galsulfase. Biologics: Targets & Therapy 2009:3 459-468.
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IlepBuHHUMHU KiHIEBUMH TOYKaMu Oynu (yHKIIOHATBHI TeCTU: 12-XBUIUHHUIMA
TECT XOAb0M, 3-XBHJIMHHUH IIAHOM 10 CX0JaX, 6-XBUIMHHUM TECT X0IbOU.

BropuHHMMM KiHIeBUMH TOYKaMu Oynu: QyHKIis jeredb (00'eM (popcoBaHOro
BUIMXY 3a nepiry cekyHay (O®BI1), ¢popcoBana xutreBa emMHIicTh jJerenb (OXKEIT);
GbyHKLIS cepls; 3MiHA eKCKpelli MTIKO3aMIHOIIIIKAHIB 13 ceueto; Z OI[IHKHU 3pOCTy Ta
Bary; 1HJEKC HIYHOTO aIlHOE-TIMOMHOE; SAKICTh KUTTS (3 BUKOPHCTAHHSAM IEPEBipeHOT
CUCTEMHU OIlIHKM, Hampukiang SF-36); pyxiuBicTe cyrioba (3 BHUKOPUCTaHHSIM
NEePEBIPEHOI CUCTEMU OIIHKH, HANPUKIIAJI, J1ama30H pyXy Cyrjioda, TECTH Ha MIIHICTh
3YCIUICHHS Ta IIWIIKA); 00’€M TEYIHKM Ta CeJIe3iHKH (BHMIPIOETHCS 3a JOIOMOTOIO
YIBTPA3BYKOBOTO JOCHiKeHHsT abo komm'torepHoi Tomorpadii (KT) uepeBHOi
MOPOKHUHU); ayJII0JIOTIYHA OIlIHKA (3 BUKOPUCTAHHSM IEPEBIPEHOT CUCTEMHU OIIHKH,
HAIpUKIJIAJ TECTYyBaHHS YHUCTOIO TOHY, pEakIis CIyXOBOrO CTOBOypa MO3KY,
OTOAKYCTHUYHA €MICisl); TOOIUYHI peaKiiii.

[Tomryk OyB mnpoBeneHuid y Peectpi BuUnpoOyBaHb BpPOKEHUX IMOMHUIIOK
MeTalo0dI3My TPpylu MYKOIOJicaxapua03y Ta FeHETUYHUX PO3JadiB Ta y 0a3ax JAaHUX:
CENTRAL, MEDLINE, LILACS, Journal of Inherited Metabolic Disease, MixxnapoaHii
maThopMi peecTpanii KIHIYHUX JOCTIKeHb BcecBiTHROI opraizaiii OXOpOHU
3nopoB’st Ta ClinicalTrials.gov. byno BusiBieno 601 myo6mikariif, 3 skux 578 Oyio
BUKJIIOUEHO. JIJIs MOoJaibIioi OMIHKK OyJI0 OTPUMAHO MOBHI TEKCTH 7 MOCHIKEHb (23
nocuianHs). [licias momaneioi gaetanbHOi OIiHKK 6 mochiimxkeHb (17 mocwiads) Oynu
BUKIItOUeHl. OTXe, y JaHUM cUCTEeMaTUYHUN oOrian OyJo BKIIOYEHO JIMINE OJIHE
NOCHIDKEHHs omucaHe y myoOmikauii Harmatz, 2006°! 3a yd4acTio HauieHTiB, SKi
orpumyBanu ®3T rancynedazoro y mo3i 1 Mmr/kr (pekomOiHaHTHa apwicyibdaraza B
moauHn) ab0 Tare6o mpoTarom 24 THKHIB.

Brorouene gocnmimpkeHHsT Oysio paHIOMI30BaHUM, 0araToIEHTPOBHM, ILIane0o-
KOHTPOJIbOBAaHUM, MOABIAHO-CIINMUM AociaiykeHHsM ¢a3u  1II, ske ouiHoBaIo
edekTuBHICT, Ta Oe3meky rancyiabdasu y mnauientiB 3 MIIC VI tumy. ABropu
CHUCTEeMaTUYHOTO OTJISAY 3a3HAa4Yal0Th, 10 OYyJIO MPOBEICHO TaKOXK 24-THKHEBE BIAKPUTE
POJOBKEHHS JIOCHIPKEHHSI, 1 BCl yYaCHHUKH, SIKI OTPUMYBaju IUIale00 MpOTIroM
nepmux 24 TWXKHIB, pO3MOYaIM JIIKYBaHHS pO3YMHOM peKOMOIHaHTHOiI  N-
aneTwirajakro3aMmin-4-cynbdarazn moauHA  (peKOMOIHAaHTHOI apwicyibdarazu B
JIOJTMHY), OTHAK 114 (ha3a He OyJia paHI0Mi30BaHa, TOMY ii pe3yiabTaTH He OyJIH BKIIOYEHI
B omnmsia Brunelli et al, 202]. 3a OIIHKOI aBTOPIB CHCTEMAaTUYHOTO OTJISIY
JIOCTOBIPHICTD JTIOKA31B JIOCIIKEHHS OyJa OIliHeHa SIK HU3bKA Ta JIyKe HU3bKA.

Bceworo 6yno BrmrodeHo 39 mamieHTiB BikoM Bif 5 10 20 pokiB 3 610XiMI9HEM a00
TeHEeTHYHUM TMiaTBep/uKeHHsSM miarHo3y MIIC VI Ttumy, sxi morim xomutu 0e3
CTOPOHHBOI JOTIOMOTH MPUHANMHI 5 METPIB 1 He Oubie 270 METPIB MPOTATOM TEPIIUX
6 xBuiauH a0o He Ourbiie 400 meTpiB 3a TecToM 12-xBUIMHHOT X0AbOH. Kpurepisimu
BUKJIFOYEHHS OyJiM KJIIHIYHO 3HAYyIla KOMIPECISl COUMHHOTO MO3KY, CTaH 3[I0pOB’S 4u
1HIIa 00CTaBUHA, SIKa MOXKE MEePEIIKOHKATH JOTPUMAHHIO AociikeHHs. [lamientu Oynu
panaoMi30BaH1 y ABl rpynu: 19 y rpymi rasncynbgasu (7 xsom4yukis 1 12 giByar, cepeaniii
BiK 13,7 pokiB); 20 y rpymi miare6o (6 xjaomuukiB 1 14 giByat, cepenniit Bik 10,7 pokiB).

*'Harmatz P, et al. Enzyme replacement therapy for mucopolysaccharidosis VI: a phase 3, randomized, doubleblind, placebo-controlled, multinational study
of recombinant human N-acetylgalactosamine 4-sulfatase (recombinant human arylsulfatase B or thASB) and follow-on, open-label extension study. Journal
of Pediatrics 2006;148(4):533-9.
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[lamienTn Oynu  paHAOMiI30BaHI i  OTPUMAaHHS BHYTPIIIHBOBEHHHX 1H(QY3ii
rasicynbdazu 1,0 mr/kr abo po3umHy Tuiane0o mpoTarom 24 THXKHIB, SIKI BBOJMIIN
MPOTArOM YOTHPHOX T'OJIMH OJUH pa3 Ha THXIEHb 3 2,5% 3arajbHOl 103U, BBEIEHOIO
MPOTSATOM TIEPIIOi TOJIMHHU, & PEIITa TPOTIATOM HACTYITHUX TPHOX TOJIUH. Y CiM Malli€HTaM
MpU3HaYaIM peMeauKailito 3 rumeaposaom 0,5 mr/kr ado npomerazunom 0,15 mr/kr.

12-XxBUJIMHHUI TeCcT XOALOM: y MAIIEHTIB TPyNH rajicyibdasu Oyno 301TbIICHHS
BIJICTaHI XOJbOM MPOTSITOM MEPITUX 6 THKHIB JIIKyBaHHS, PU IIbOMY CTiiiKe CTaOlIbHE
MOKPAIICHHS 3JIUIIATIO0CS HEe3MIHHUM MK 18-M 1 24-m TwkHeM. Ha 24 TwxHi rpymna
rajicyib(azu mpoJeMOHCTpyBaja 3HA4YHE MOKpAIIEeHHS MOPIBHSAHO 3 IUianebo, mean
difference (MD) 92,00 metpu (95% CI Big 12,0 no 172,0, P =0,03) (10ka3u ay>xe HU3bKO1
SIKOCTI).

3-XBUJIMHHM MiAOM MO €X0/aX: MOKPAIEHHA B TPYIIi Talcyib(a3u NOPIBHIHO 3
miane6o Oyino HezHaunuMm, MD 5,70 cxoaunok 3a xBununy (95% CI Big -0,10 mo 11,50,
P =0,062) (moxa3u ay’ke HU3bKOI SKOCT1).

6-XBUJIMHHME TeCT X0AL0U: y JociipkeHHl Harmatz, 2006 6yi0 OB1IOMJIEHO, 10
Ha 24 TWXHI rpymna rajicyibdasu nepeBepiryBaiia rpyny mianedo (e »KOJAHUX 3MiH He
CIIOCTEPITANIOCs) 32 TOKA3HUKOM JHMCTAHIII, TIPOUIEHOT MPOTATOM 6 XBWJIMH IIiJI 4ac
npoBeieHHs 12-XBHIIMHHOTO TecTy Xoas0u, MD 53,0 metpa (95% CI Bix 16,0 mo 90,0,
P =0,007) (moxa3u ay>ke HU3bKOI SIKOCT1).

DIKEJIL: Ha 24 TwoxkHI HEe OyJI0 CyTTEBOI pi3HUII B abcomoTHIN 3MiHI PXKEJI s
Ipynu rajcyiabdasu nopiBHAHO 3 rpymnoto mianedo, MD -0,01 (95% CI Big -0,08 1o 0,06)
(1oka3u ayxe HU3bKOI SIKOCTI).

MaxkcumanbHa J0BiJIbHA BeHTHIsANIA (maximal voluntary ventilation, MVV):
pe3yabTat He Oyiu ctaTucTuuHo 3Hauyumu, MD 1,90 (95% CI Bix -2,05 go 5,85).

3MiHa ekckpenii rJIiKO3aMiHOIVIIKAHIB 3 ce4yer0: Pe3ysbTaTyh MOKa3aldu 3HAYHY
PI3HMINIO HA KOPUCTh Tpymu rancynbdasu Ha 24 tmwkai, MD -227,00 (95% CI Bix -264,0
10 -190,0) (moka3u HUZBKOI SIKOCTI).

3a TtakumHu KiHneBUMH ToukamMu sk O®B1 Tta pyxauBicTth cyrio6iB y
cuctemMaTudHoMy orisimi Brunmelli et al., 2021 anami3 HE TPOBENECHO, OCKUIBKH B
nyomnikaiii Harmatz, 2006 6yio 3a3Ha4€HO JIMIIE PO BIACYTHICTh PI3HULI MIXK IPyIaMH
0e3 MpeICTaBICHHS TaHUX.

IMo6iuni peakuii: Ha 24 TixH1 He ciocTepirajiiocs iICTOTHUX BIIMIHHOCTEH 10/10:

- CMEepTHOCTI (HyJIb B OyAb-SIKIN Tpymi);
- MOOIYHI SIBUIIIA, TTOB’A3aH1 3 MPUAOMOM JiKapchKkoro 3aco0y - RR 1,93 (95% CI Bin

0,89 o 4,17);

- cepiio3ni mo6iuHi sBuma - RR 0,79 (95% CI Bix 0,20 mo 3,07);

- TspKKi To6iuHi sBHma - RR 1,05 (95% CI Big 0,31 o 3,62);

- moOiuHi gBuma mifg yac iHgy3ii - RR 1,45 (95% CI Bix 0,75 o 2,80);

- moOi4Hi SBUIIA, TOB’sA3aH1 3 MPUHUOMOM JIIKapChKOro 3aco0y mia yac iHdy3ii - RR

2,63 (95% CI Bin 0,99 no 6,98).

He Oyno mpencraBieHo pe3ysbTaTiB B CUCTEMATUYHOMY OTJISIIII 32 HACTYIMHUMU
KIHIIEBUMU TOYKAMH: 3arajibHa €MHICTb JIET€Hb, (DYHKIIIS ceplis, Z OIIHKH 3POCTy Ta
Baru, 1HJEKC HIYHOI'O aITHOE-TIIIOIMHOE, SKICTh JKMTTS, 00 €M ICUIHKH Ta CEJIC31HKH,
ayJ110JI0T1YHa OLIHKA, OCKUIBKU PE3yJIbTaTH BIICYTH1 y BKItoueHoMy PKJI.
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ABTOpPM CHCTEMaTHYHOIO OIJISAy HE BIEBHEHI, 4YM € raicyibdaza OuIbII
e(deKTHBHOIO y TIOPIBHSIHHI 3 Tane6o s gikyBanHs mamienTtiB 3 MIIC VI tamy, 3a 12-
XBIJIMHHUM TECTOM XOIbOHM a00 3-XBHWIMHHUM IIIAHOMOM CXOJAaMH, OCKUIBKH
JOCTOBIPHICTb JJOKa31B OyJia OI[IHEHA SIK J1yK€ HU3bKa. ABTOPU CUCTEMATHYHOIO OIJISA LY
BUSIBUJIH, 1O Tajcyiib(aza MOKe 3HM)KYBATH PIBEHb IIKO3aMIHOTJIIKAHIB y ceul. Takox
aBTOpPU CUCTEMATUYHOTO OTJISily HE BIEBHEHI, UM € SAKICh BIJIMIHHOCTI MIDXK TIpylaMu
JIKYBaHHS IIOJ0 CEPLEBOI YM JIETEHEBOi (PYHKIINA, 00’€My MEYIHKM YU CEJe31HKH,
HIYHOTO aITHOE-TIMOITHOE, 3pOCTY Ta Baru, IKOCT1 XKUTTs Ta MoO14HuX edexTiB. HeooxiaH1
MOTJIBIIN JTOCIDKEHHS 111 OTpUMaTH 1HGOopMaIlii po JOBroCTPOKOBY e(PeKTUBHICTD Ta
oesnexy O3T rancynbdazoro.

OTxe, pe3ysbTaTH NPEICTABIEHHOIO CUCTEMAaTUYHOro ornsiny Brunelli et al., 2021
3aCHOBaHI Ha JaHUX OAHOTO 24-THHKHEBOTO PaHIOMI30BAaHOIO, 0araToIEHTPOBOTO,
1a11e00-KOHTPOJIbOBAHOTO, MOABIHHO-cinoro pociimpkeHHsMm ¢asu III. T'ancynsdaza
MOPIBHSHO 3 IIANe00 MPOJAEMOHCTPYBaa TMOKpAIMIEHHS 3a 12-XBUJIMHHUM TECTOM
xonp6u, MD 92,00 metpu (95% CI Big 12,0 o 172,0, P = 0,03). Ha 24 twxHi rpymna
rajicyibdaszu mepeBepiyBajia Tpymny Iwianedo 3a MOKAa3HUKOM JUCTaHINli, MpONIeHOT
NpOoTAroM 6 XBWIIMH MiJ yac 12-XBUIMHHOTO TecTy Xoas0u, MD 53,0 metpa (95% CI Bia
16,0 1o 90,0, P =0,007). Takox criocTepirajiocs MoKpaiieHHs 3a KUIbKICTIO MiAHOMIB 10
CXoJIax MiJ 9ac 3-XBHWJIMHHOTO Mifaiomy o cxoxax, MD 5,7 (95% CI Bix -0,10 go 11,50,
P =0,062) y rpymi rancyibdazu mopiBHIHO 3 11aie6o, ajie pi3Hullsd He Oyiia CTaTUCTUYHO
3Hauymo. Jlokasu 3a BKazaHUMU TOUKAMU JTyXKe HU3bKO1 SIKOCT1. Pe3ynbTatn mokazanu
3HAYHY PI3HUITIO HA KOPHUCTH TPYIHU TANCYIb(asn y 3MiHI €KCKpEIIii TTIK03aMiHOTTIKaHIB
y ceui, MD -227,00 (95% CI Big -264,0 no -190,0) (moxa3m Hm3BKOi sikocTi). He
CIOCTEpIraJiocss BIAMIHHOCTEM TIpW 3acTOCyBaHHI Taicyib(da3zu Ta mmiamnebo 3a
HACTYMHUMHU KIMHIYHUMH Toukamu: O®BI1, ®XEJI, pyxmnusicts cyrnobdis. He
CIIOCTEPITaJIOCS ICTOTHUX BIAMIHHOCTEM 1100 BUHUKHEHHS MOOIYHHUX SIBUI MPH
JIKyBaHHI rajcyibdaszoro Ta miamuedo.

Ilin wac mnpoBeaeHHs gepxkaBHoi OMT 3a CKOpPOYEHOK MPOLETYPOIO
YIIOBHOB)XXEHUM OpraHoMm OyJia MpoBeJeHa OI[IHKAa METOJI0JIOTIYHO1 SKOCTI MmyOmiKarii
Brunelli et al.,2021 3a agantoBanum juctoM oIilinku SIGN 50 (Methodology Checklist
1: Systematic Reviews and Meta-analyses??). B cucremaruunomy ormsimi Brunelli et
al.,202]  d4iTKO BUW3HAUYE€HE KJIIHIYHE TMTAaHHSA; B  TyOikamii  3a3HaveHi
KpUTEP1i/BUKIIOYEHHS; HaBeleHa 1HGOpMallisl MO0 TOIIyKYy, BIIOOPY Ta BUIYUYEHHS
JaHUX; TPEICTABICHO XapaKTEPUCTHKU BKJIIOYEHOTO Ta BHUKIIOYEHUX JOCITIIHKCHbD.
MerononoriyHa SIKICTb ~ BKJIIOYEHOTO JOCTI/PKCHHS OIIHEHa, BUKOPHCTOBYIOUU
1HCTpYMEHT oIiHku pu3uky Cochrane Ta MOBiJOMIICHA HaJIEKHUM YHMHOM. 3a3HaudeHI
JDKepena MiATPUMKH, TTPO KOH(ITIKT iHTEpeCiB He 3a3HaueHO0. TakuM YMHOM, ITyOTiKaIlis
Brunelli et al.,2021 Binnosinae OutbocTi KpuTepiiB owiHkd SIGN Ta mMae BUCOKY
METOJ0JIOT1YHY SIKICTh.

Mertotro iHmoro cucrematruudoro orisiny El Dib and Pastores, 2009 Oyna oiiHka
edeKkTUBHOCTI Ta Oe3neKku rancyyib(a3zd MHOpIBHSAHO 3 IuIane0o/0e3 BTpyyaHHS MpU
nikyBaHHs nauieHTis 13 MIIC VI tuny. [lo cucremaruunoro ornsany £l Dib and Pastores,
2009 6yno BkIOUEHO 2 AociipkeHHs (3 myOsikarlii): OJHOLIEHTPOBE paHJI0OMI30BaHE,

Zhttps://www.sign.ac.uk/what-we-do/methodology/checklists/
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nojgiitHO-ciine ¢aszu I/II gocmimkenns rancynspasu y no3i 1,0 Mr /Kr mopiBHAHO 3
103010 0,2 Mr/Kr, Ky BBOAWIH IpoTsirom 48 TrxHIB 7 AiTsam 13 MIIC VI tuny (myOmikarii
Harmatz 2004/Harmatz 2005) ta OaraToueHTpOBE, paHAOMI30BaHE, MOIBIHHO-CIINE,
m1ane00-KOHTPOIboBaHe aociipkenHs ¢asu I, B sxomy BuBYamM €pEeKTUBHICTH Ta
oesnexy rajncyibdazu y 1031 1,0 Mr /Kr nopiBHSIHO 3 11aied0 NpoTaroM 24 TUXKHIB TPU
nikyBanHsa 39 manientiB 3 MIIC VI tuny (myOGnikauis Harmatz, 2006). PesynbTatu
BKa3aHUX JAOCHIPKeHb He OyiM y3arajdbHEHl aBToOpamMu myOiikaiii 3a J0MOMOTrOI0
IIPOBEJICHHS METa-aHaji3y, OCKUIbKM TOPIBHIOBAHI BTPYYaHHsS OyJu pi3HUMH. Takoxk
aBTOpPU CHCTEMATHYHOIO OIJIAIY 3a3Ha4ar0Th, IO OCKUIBKM KUIBKICTh BKJIFOUEHHX
JOCIIKEHb OyJla HEBEJIMKOI, TO, UMOBIPHO, HE Oy/ie 3HANIEHO KOJHOI CTaTUCTUYHO
3HAYYMIOl PI3HUII Y PE3yJIbTaTax.

3a BHCHOBKaMH aBTOPIB cucTeMaTtuuHoro orjsny El Dib and Pastores, 2009
ICHYIOTh JI€SIKI JIOKa3W Ha MIATPUMKY 3aCTOCYBaHHS Tancyibdasu npu jgikyBanai MIIC
VI tumy. Ilpore 4depe3 HHUBBKY KUIBKICTh BKIIOUEHHX JIOCHIKEHb aBTOpPHU
CUCTEMAaTUYHOTO0 OIJIAly HE 3MOIJIM MpOoaHaNi3yBaTH I1X HAJCKHUM YHUHOM.
CucteMaTHuHUN OTJISJT MIAKPECIIOE HEOOXIAHICTh MPOJOBKEHHS TOCIHIKEHBb I0/I0
3actocyBanHsa ®3T MIIC VI tumy.

Takoxx OyB mpoBeACHMI MONIIYK JKEpeN AOKA30BUX NAaHUX IOJI0 MOPIBHSIBHOI
KJIIHIYHOT €QEeKTUBHOCTI Ta Oe3neku rancyiabdasu mns nmikyBanHs MIIC VI tuny y
nopocnux ta aitei nopiBasHO 3 TT'CK B 6a3ax nmanux PubMed, The Cochrane Library
database, Trip Database. 3a pe3yapTaTaMu IpOBEIEHOIO MOIIYKY Y BIAKPUTOMY JOCTYIII
He Oyli0 BHSBJICHO BTOPMHHUX Ta TEPBUHHUX JUOKEpENT OKA30BUX JAHUX MO0
NOPIBHSUIBHOIL KJIIHIYHOIT €()eKTUBHOCTI Ta 6e3neku rancynbdazu nopisHsHo 3 TT'CK ans
nikyBanHst MIIC VI tuny y gopocnux ta IiTeu.

Opmuak mix yac momyky Oyna 3Haiinena nyonikauis S. Turbeville et al., 20117, B
AK1M nipeacTaBieHi kKiaiHiuHi pedynbratu narieHTiB MIIC VI tuny micas TI'CK. Anainis,
MIpE/ICTAaBIICHUI B JIaHiii MyOJikailii, 0yB 3/11CHEHUI 3 BUKOPUCTAHHSIM CYKYITHUX JTAaHUX,
3i0panux lleHTpoM MIKHApOAHUX JOCHIIKEHb TPAHCIUIAHTAIli KPOBI Ta KICTKOBOTO
Mo3Kky (Center for International Blood and Marrow Transplant Research, CIBMTR), 3
METOI0 BU3HAYEHHS WMOBIPHOCTI 3arajbHO1 BIPKMBAHOCTI Ta YaCTOTH 3aXBOPIOBAHOCTI
nartieHTiB 13 MIIC VI tumy micns anorennoi TI'CK. B nanuii anamni3z Oyno BKIFOYEHO 45
namieHTiB, ski npoinun TI'CK ta noganu nani no CIBMTR mix 1982 1 2007 pokamu.

OCHOBHUMHU  pe3yjbTaTamMu OyJiu: 3arajibHa BWKUBAHICTb, BIJHOBJICHHS
HEUTpO(P1TIB, BUBHAUEHE SIK YacC J0 JOCSITHEHHsI a0CONIOTHOI KIIBKOCTI HEUTpO(D1IIB >
500 weWTpodimiB/MI TPOTArOM 3 TOCHIJOBHUX JIHIB, YacTOTa TOCTPOI peakilii
TpaHCIUIaHTat npotu rocnoaaps (naii - PTII) 2-4 crynens, yactora xponiynoi PTIIT.

3aranom Oyno BkiroueHo 45 naitientis 3 MIIC VI tuny, gxi orpuManu anoreHHy

TI'CK. Cepenniii Bik MaifieHTiB HAa MOMEHT TPAHCIUIAHTAIlll CTAHOBUB 5 POKIB (Z11ama3oH

1-22 poxu). Tpuansate AeB'sTh namieHTiB (87%) Ha MOMEHT TpaHCIUIAHTAIll] OyiH y BiIli

Bim 0 mo 9 pokiB. KictkoBuit Mo30k OyB TpancmiantatroM y 31 mamienta (74%),

nynoBuHHA KpoB - y 10 mamientiB (24%) 1 nepudepuyna xkpoB y 1 mamienta (2%).

HBanusts cim (60%) mamientiB orpumanu TI'CK Big HecnopiiHeHOro aoHopa, a 15
(33%) marrieHTiB - BiJi CHOPIIHEHOTO JIOHOPA.

28, Turbeville et al. Clinical Outcomes following Hematopoietic Stem Cell Transplantation for the Treatment of Mucopolysaccharidosis VI. Mol Genet
Metab. 2011 Feb; 102(2): 111-115. doi: 10.1016/j.ymgme.2010.09.010
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3araiabHa BIKMBaHicTh: VMoBipHicTs BmxmBanocTi (95% CI) cranosmiua 78%
(65-89%) uepes 100 quiB, 66% (52-79%) uepes 1 pik 1 3anummanacs 66% (52-79%) uepes
3 poku michas TpaHCIulaHtamii. Xoya po3mip BHUOIpKM OyB OOMEXKEHUM, PIK
TpPaHCIUIAHTALlll HE BIUIMHYB Ha pIBEHb BIKMBAHOCTI. Yepe3 BIAHOCHO HEBEIIUKY
KUIBKICTh TAIIEHTIB PiBEHb BMXKUBAHOCTI 10 1995 poky OyB 4mCenbHO, aje HE3HAYHO
BUIIUM, HDK Tichsa 1995 poky. HalimomypeHimmuMu npuauHaMu cMepTi Oyiu iHdeKis
(44%) Ta opranna HenoctaTHicTh (31%).

BinnoJsienns HeiitpodiniB: [ndopmariis mpo BiTHOBICHHS aOCOMOTHOT KIJTLKOCTI
HerTpodimiB Oyna moctymnna ans 33 marienTiB. KymynaruBHa gactora oxyxanss (95%
CI) uepe3 28 1 35 aniB cranoBuna 88% (75-97%) 1 91% (79-98%), BiamoBigHO.

I'octpa Ta xponiuna PTIIT: byna nocrynna indopmarris 1yist 34 mari€eHTiB, y SIKUX
po3Bunynacs roctpa PTIII" 2-4 ctynens (n=15), 3-4 ctynens (n=34) ta xponiuna PTIIT
(n=19). Kymynsarusna yactota (95% CI) roctpoi PTIIT" 2-4 crynens 1 3-4 cryneHs 3a
100 nuiB cranoBmiia 36% (21-53%) 121% (9-36%), BinnosinHo. Opranu, siki Hailyacriiie
Oynu ypaxkeHi npu po3Butky PTIII: mkipa (93%), neuinka (73%) 1 kumkiBHUK (47%).
Cykynna vactota xpoHiuHoi PTIII" yepe3 2 poku ctanoBumna 17% (6%-33%).

3a BHCHOBKaMu aBTOpiB myOmikauii cepea 45 maumientiB 3 MIIC VI tumy, sxi
orpuManu anorenny TI'CK npotsrom 25 pokis, roctpa PTIII" Bunukna y 44% nani€eHTiB.
MmoBipricTs BrxuBanocti (95% CI) cranoBuna 78% (65-89%) uepes 100 nHiB Ta 66%
(52-79%) - wepe3 1 1 3 poku. Xoua JaHl aHaTI3y OOMEXKEH1, BOHU MOXYTh JOIMOMOTTH
KJIIHIIIUCTaM OIIIHUTH BITHOCHI PU3MKHU Ta MEPEBar JOCTYITHUX METOIB JIIKYBaHHS.

Ilim vac mnpoBeaeHHs pAepxkaBHoi OMT 3a CKOpPOYEHOIO MPOIETYPOIO
YIOBHOBAXEHUM OPTaHOM OyJia MPOBEICHA OIlIHKA METO0JIOTIYHOI SKOCTI ImyOmikarmii S.
Turbeville et al., 2011 3a anantoBanum JuctoM oiHkU SIGN 50 (Methodology Checklist
3: Cohort studies®*). 3a pe3ynbTaTaMu OLiHKU BCTAaHOBIEHO, 0 METOAOJIOTIYHA SIKIiCTh
nyomikaiii S. Turbeville et al., 2011 € HU3bKOIO.

3) mani wmwoao pe3yabTariB  e(EeKTUBHOCTI BHUTPAT BiANOBIAHO [0
PEKOMEH/I0BAHOI MIKAJM TPAHUYHHUX 3HAYEHb IHKPEMEHTAJIbHOI0 TMOKa3HUKA
epekTUBHOCTI BUTPAT B YKpaiHi

Bignosimno no 1.7 Ilopsaky mnpoBeaeHHS JEpXKABHOI OINIHKKM MEIUYHHUX
TEXHOJIOT1, 3aTBep KeHoro noctaHoBoro KMV Bin 23 rpyaus 2020 p. Ne 1300 (nani -
[Topsinok), mepaBHa OI[IHKa MEIUYHHX TEXHOJIOTIA 32 CKOPOUYEHOIO MPOLEIYypOI0 HE
nepenbayae  MPOBEINEHHS  aHaimizy  €(eKTUBHOCTI  BUTpaT Ta  PO3paxyHKY
1HKpeMeHTanbHOro nokazHuka epexkruBHocTi BUTpat (ICER) B YkpaiHi.

4) na”i MO0 EKOHOMIYHOI JAOUUIBHOCTI (e)eKTHBHOCTI BHTPAT, AHATI3Y
BILTMBY HA NMOKAa3HUKHU 0K/I2KeTy) BUKOPHCTAHHSA JIKAPCHKOro0 3ac00y

Bignosimno go n.7 Ilopsnky, nepxkaBHa OMT 3a CKOpOYEHOIO MPOIETYPOIO
nepeadayae MpoOBEICHHS aHaJi3y BIUIUBY Ha MOKa3HUKHU OIOKETY B Y KpaiHi.

B pamkax mnpoBeneHHsa jgepxkaBHoi OMT 3a CKOpOYEHOIO IPOILEITYPOIO
YIOBHOBaXEHUM opranoM 3 jaepxkaBHoi OMT BiamoBimHo 10 wmetomoiorii OyB
MPOBEICHUI aHaJi3 BIUIMBY Ha MOKA3HUKH OIOJKETY y YAaCTHHI PO3PAaXyHKY BUTpAT Ha
MEJUYHI TEXHOJOII 3 YaCOBUM T'OPU30HTOM OJIMH PIK Ha MIJACTaBl NPSIMUX MEIUYHUX
BUTpAT Ha JIIKAPChKUH 3aci0 3 MEPCIIEKTHBH JACPKABHOTO TJIATHUKA.

24https://www.sign.ac.uk/what—we—do/methodology/checklists/
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Merta: OLIHUTH MOAENBHUN BIUIMB Ha OIOKET JIKApCHKOTO 3acoly rancynbdasu
Ut JTikyBaHHS nanieHTiB 13 MIIC VI tuamy.

Merton: aHani3 BIUIMBY HA MOKA3HUKHU OIOJKETY Y YAaCTHUHI PO3PaXyHKY BUTpAT 3
MEPCTIIEKTUBH JACP)KABHOTO TUTATHUKA Ha rajiCyJb(]a3y 3 4aCOBUM TOPU30HTOM B OJIUH PiK.
AHani3 mpoBeleHMM Ha MiACTaBl MPAMHX MEAWMYHHUX BUTPAT Ha JIIKApChbKUU 3aci0 3
NEPCIIEKTUBU JIEP>KABHOTO TIUIATHHWKA, BU3HAYEHOI IUUIbOBOI MOMYJIALII MAIEHTIB
BIJIMOBIAHO JI0 TaHWX, HaJlaHuX y 3BepHeHHI MO3 Ykpainu (BianoBiaHo 10 auctisB MO3
VYkpainu Big 09.06.2022 No25-01/12931/2-22 Ta Bix 20.06.2022 Ne25-01/13739/2-22),
110 MPEACTABICHO y Tabmwii 1.

Kinpkicte marmienTiB i3 MIIC VI tumy y 2022 porti, 1m0 noTpeOyrOTh JIKyBaHHS
3asBJICHUM JIIKAPCHKUM 3aC000M, CTAaHOBHUTH 8 0cCi0, cepen sikux 2 ocodu >18 pokiB Ta 6
oci0 <18 pokiB. Po3paxyHku O0yJ10 MpOBEJICHO BiAMOBIIHO 10 iIHCTPYKIIII I MEIUYHOTO
3aCTOCYBaHHS Ta 3 YpaxXyBaHHSM TOTO, IT[0 Bara JOPOCJIOTO Malli€eHTa cTaHOBUTh 70 KT, a
Bara IUTHUHHU - 30 KT.

Bignosimno no nucra MO3 Vikpainu Bix 20.06.2022 Ne25-01/13739/2-22
MEIUYHUMU TeXHojoriaMu nopiBHsaHHS ais JI3 rancynsdasza € HIIT ta TT'CK. Ilpore
BIIMOBIHO JI0 MPOBEJAEHOTO aHaNI3y KJIIHIYHOI €(peKTUBHOCTI OYyJI0 BCTAaHOBJIEHO, IO
3TIIHO 3 MDKHApOJHOIO MPAKTHKOIO Taicynbdaza € eaunuMm JI3 nus cnenudiyHOro
nmikyBanHs mnarieHTiB 3 MIIC VI tumy, nuni rancynspaza BkmodeHa y Ilepenik
JIKapChKUX 3aco0iB, MEAWMYHUX BHUPOOIB Ta JOMOMIDKHHUX 3acO0IB JI0 HHUX, IO
3aKyIOBYIOThCSl Ha BHKOHAHHS BIJAMOBIIHHMX yroji (JOTOBOPiB), YKJIaAEeHUX OCO0OI0,
YIOBHOBA)XCHOIO Ha 3/[IHCHEHHS 3aKyIIiBeNb ¥ chepl OXOPOHH 3A0POB’ S 1T BAUKOHAHHS
mporpaM Ta 3IMCHEHHS IIEHTPATi30BaHUX 3aXOdiB 3 OXOPOHH 370pOB’S, IO
3aTBepKeHU TocTanoBoo Kabinety MinicTpiB Ykpainu Big 7 6epesns 2022 p. Ne 216
Ta BIJIMOBITHO 3a0€3MeUy€eThCs MAIliEHTaM B Y KpaiHi.

Xoya BIAMNOBIIHO /O pPEKOMEHjaliii  AMEpPUKAaHCBKOTO  TOBapuCTBa 3
TpPaHCIUIAHTALll KPOBI Ta KICTKOBOTO MO3Ky 2015 poky, KOHCEHCYCHMX pEKOMEHIalli
2019 poky ta HamioHanbHHUX pEeKOMEHMAAIIN MO0 TPaHCIIAHTAIll T€MOMOCTHUYHHUX
KIITUH [Ha1ChKOT paau meandaux gociimkens 2021 poky TT'CK moxe OyTu BapiaHTOM
i naiiedTiB 3 MIIC VI tumy, siki MarOTh BIJMOBITHOTO CIOPIAHEHOTO JIoHOpa (abo
HECIIOPITHEHOTO JOHOpa), OJHAK 3a Pe3yJIbTaTaMH IMOITYKYy BTOPUHHHUX Ta MEPBUHHUX
pKepen iHdopmarttii y BIIKPUTOMY JOCTYII He OyJ10 3HalWIEHO JaHUX 1100 MOPIBHIIBHOT
KJIIHIYHOT eeKTUBHOCTI Ta Oe3neku rancynbdazu ta TI'CK.

VY 3B'3Ky 13 BUIII€3a3HAUCHUM, aHaJI13 BIUIMBY HA MOKA3HUKHU OIOJKETY MPOBEICHO
BUKJIFOYHO JIJIs1 “JIIF0YOTO CIieHapiro” (3acTocyBaHHs crenudigHoro jJikyBanHs), a HITT
ta TI'CK He po3risganucs K MeTWYH1 TEXHOJIOT1i TOPIBHSIHHS JIs IPOBEICHHS aHAJI3y
BIUTUBY Ha TIOKa3HUKU OIOKETY.

Tabmuusa 1. Anani3 BUTpaT Ha OJIHE BBEJEHHS Ta HA PIYHUI KypC 3aCTOCYBaHHS
rasicynbdasu i JTIKyBaHHSA TAIlEHTIB 13 MyKomoJiicaxapuio3oM VI Tumy Ha OgHOTO
MaIfeHTa

IMapamerpu l'ancyasgasza

Cknan Airouux pe4yoBUH 1 M1 po3unny micTuTh 1 Mr raicynsdasu; 1
(1aKkoH MICTUTH 5 MT rajicyibdasu

®dopma BUITYCKY Ta J03yBaHHs KOHIIEHTpAT JIJIsl pO3UMHY s 1HPY3iid
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Cxema 3aCTOCYBaHHS 1 Mr/Kr Macu Tija OJWH pa3 Ha THKICHD
KpatHicTb BBeiIeHHS B piK 52
Ilina 3a 1 ¢uakon, rpa* 36 162,51%

Jopocni Jimu
KinbkicTe iakoHiB Ha 1 14 6
BBEJICHHS
Butpatu Ha 1 BBeAeHHSs, TpH 506 275,14 216 975,06
Butparu Ha narienTa Ha 1 pik, 26 326 307,28 11282 703,12
IpH

*gionosiono 0o nucma MO3 6io 09.06.2022 NeNe25-01/12931/2-22 0ns nposedenns po3paxyHKie
0Y10 BUKOPUCMAHO 3aKYNIBENbHY YIHY 3 OCIAHHLO20 3A8ePUIEHO20 MEeHOepY 3d OAHUMU eeKMPOHHOT
cucmemu nybniunux 3axynieenv Prozorro 3a pezynemamamu mopeie, npogedenux I «Meouuni
3aKkynieni Ykpainuy, wo 00CmynHi 6 eneKmpoHHill cucmemi nyoIiyHux 3aKynieeis.

BianoBinHO 10 MpoBeNEeHUX PO3paxyHKIB Ha ojaHe BBeAeHHs JI3 rancynbdasza
HeoOxiaHO 14 (akoHIB AJii OJHOTO JAOPOCIOro MalieHTa Ta 6 (IakoHIB JJd OJHIET
JTUTHHHU, 1110 Y BapTiCHOMY BUMIpi (52 BeaeHHs) cTaHOBUTH 26 326 975,06 rpu ta 11 282
703,12 rpH Ha pIK JIKyBaHHS BiJIIOBITHO.

BianoBiaHO 10 IHCTPYKIIT A1 MEIUYHOTO 3aCTOCYBAHHSI, KOHUEHTPAT U1l PO3UUHY
Ut 1HQY31i ranicyabda3u HeoOX1THO BBOAUTH Y 1I03yBaHH1 1 MI/KT OIMH pa3 Ha TUXK/ICHb
y BUIUIIAI BHYTPIITHROBEHHOI 1H(QY31i npoTsarom 4 roaud. BapTicTe dikyBaHHS yciMa
JKApChKUMHU 3aco0aMU  pPO3paxOBaHO 3 MAaTEeMaTUYHUM OKPYTJIEHHSM KIJIbKOCTI
(1aKoHIB 10 LUJIOTO Yucia y 01K 301IbIICHHS.

KinbkicTh mamieHTiB, MO MOXYTh MOTpeOyBaTH JIIKYBaHHS Talicyib(azorn 3a
JTAHUMHM, HaJaHUMH y 10aaTKy 110 aucta MO3 Ykpainu Big 09.06.2022 Ne25-01/12931/2-
22, craHoBUTH 8 0ci0, cepen sikux 2 ocodu >18 pokiB Ta 6 ocid <18 pokis. Pe3ynpTaTn
aHai3y BIUIMBY Ha MOKA3HUKH OIOJKETY MPEACTaBIICHI 3 YaCOBUM TOPU30HTOM B OJIUH
piK mpu 3a0e3MeueHHi yCiel KOTOPTH MaIi€HTIB raicyibdaszoro (Tadmurs 2). Po3paxyHku
MPOBEJICHO 3a CTaHJAAPTHU30BAHHMM ITIX0JIOM (Bara gopociioro marfieHTta - 70 kxr, Bara
auTuHY - 30 KT) Ta 3a iHAUBIAYyaTi30BaHUM IT171X010M (BIIMOBITHO O MACH Tijia KOKHOTO
TMaIiedTa).

Tabmuusg 2. Pe3ynpTaTu aHai3y BIUIMBY Ha TOKA3HUKHU OFO/KETY NP 3aCTOCYBaHH1
rayicynbbasu: TII4YUi clieHapii

1 pik

KinbKkicTh namieHTiB

KinbkicTh narieris, 1Mo MOXYyTh 8
noTpeOyBaTH JIIKyBaHHS (32 JTaHUMHU,
HaJIaHUMU y JoAaTKy 110 aucta MO3
VYkpainu Bijg 09.06.2022 Ne25-
01/12931/2-22)

® jopoci 2 2

Z3aKymiBeNbHa [iHa 3 OCTAHHBOTO 3aBEPIICHOrO TEH/IEPY 32 JIAHUMH €JIEKTPOHHOT CHCTEMH ITyOIIiYHHMX 3aKyTiBeNb Prozorro - 10roBip mpo 3akyTiBIIo Bij
05.11.2021: https://prozorro.gov.ua/tender/UA-2021-11-05-002669-b
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® JTH ‘ 6 ‘ 6

BurtpaTu Ha BCIO NOMyJISIil0 NANIEHTIB, TPH

CranaapruzoBanmii | InauBinyasizoBanui
miaxin miaxin
Butpatu Ha rancynbdasy Ta BILIUB Ha 120 348 833,28 124 109 734,32
OI0JKET, TPH
® jopoci 52 652 614,56 45130 812,48
® JiTH 67 696 218,72 78 978 921,84

Pesynbrat MOJENpHOTO aHaNi3y BIUIMBY Ha OIO/DKET B YKpaiHi, MOKa3ad IO
BUTPATH Ha 3aKyMiBIIO Talcyibha3sd Ha Kypc JIKyBaHHS OJIHOTO TAaIll€eHTa 3a
3aKyMiBEIBHOIO I[IHOI 3 OCTAaHHHOTO 3aBEPIICHOTO TCHAEPY 3a JAHWUMH CICKTPOHHOT
CUCTEMU MyONIYHUX 3aKymHiBenb Prozorro (imentudikartop 3akynisii: UA-2021-11-05-
002669-b), mo cranoButh 36 162,51 rpH, cranoBaATh 26 326 307,28 rpH A AOPOCIOTO
namienta Ta 11 282 703,12 rpH st AUTUHU, [UIs JIIKyBaHHS KOTOPTH MAII€HTIB (2
nopociux 1 6 aiTel) 3a CTaHIapTU30BAHUM T1X010M cTaHOBIATh 120 348 833,28 rpH,
3a iHAUBIAyatizoBaHuM - 124 109 734,32 rpH.

3Mo/IeNIbOBaHU BIUIMB Ha OIOJDKET JIKApChKOro 3aco0y rancynbdaza Oyio
MOPIBHSHO 13 PEKOMEH/JIOBAHMMH 3HAYCHHSIMU INKAIM BIUIMBY Ha OIO/DKET B YKpaiHi,
BIIMOBIHO 70 aKTyalli30BaHWX 3HAYCHb PEKOMEHJIOBAHOI IIKAJIW OIIHKHA BIUIUBY Ha
Oro/pkeT B YKpaiHi Ha MiACTaBl JaHUX JCPKaBHUX BUTpAT Ha JIKapchKi 3acodu y 2021
polli, Ta BCTAHOBJIEHO, IO MPU 3aKyMiBJl rajicyibdasu, BIUIUB Ha OOKET Ha 1 pik npH
o0ox miaxomax Oyae BenukuM (mepeBuiryBatume 100 MIH TpH), ajle MEHIIUM 3a
PEKOMEHI0BaHE MOPOTOBE 3HAUEHHS CTYIEHs ()IHAHCOBOI AOCTYIHOCTI, 1[0 CTAHOBUTH
176 muH rpH.

Takox, BianmosigHo 10 aucta MO3 Ykpainu Bix 09.06.2022 Ne25-01/12931/2-22,
YIOBHOBAKEHUM OpPraHoM OyJIO JOJAaTKOBO IMPOAHATI30BAHO MEPeNiK BIIIIKOTYBaHb
pedepeHTHUX KpaiHax Ta KpaiHax CximHoi €Bpornu 3 METOI0 MONIYKY IIiH (Ha piBHI
BUPOOHMKA) HA 3asBJIEHY MEIMUHY TeXHoorito cranoMm Ha 01.07.2022 (tabmuiis 3).

Tabmuusa 3. Liau Ha gikapcekuii 3aci6 rajcynbdasza B peepeHTHHX KpaiHax Ta
kpainax CxigHoi €Bponu

Kpaina Hina \ Hina B exkBiBaJIeHTI*
AnbGanis®® BiICYyTHS
Binopyces?’ BiJICYTHSI
Bonrapis?® 2 543,38 neB** | 39 533,79 rpu
Bocwis i [epuerosuna®’ BiICYyTHS
I'penis® BijICyTHS
Ectonis’! BiZICyTHS

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

Thttps://www.rceth.by/Refbank/reestr_drurregprice/results

Zhttps://portal.ncpr.bg/registers/pages/register/list-medicament xhtml
Phttp://www.fmoh.gov.ba/images/federalno_ministarstvo_zdravstva/preporucujemo/Odluka o _listi_lijekova 2021.pdf
https://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/106 1 2-epikairopoihsh-deltioy-timwn-farmakwn-anthrwpinhs-xrhshs-me-enswmatwsh-
dioikhtikwn-metabolwn

SThttps://www.riigiteataja.ee/aktilisa/1160/6202/2003/SOM_09062022 m48lisa.pdf
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http://www.riigiteataja.ee/aktilisa/1160/6202/2003/SOM_09062022_m48lisa.pdf
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Jlarsilicpka Pecry6iika® BiJCyTHSI
JIurea®? BiJCyTHSI
Mongosa® BiIICYTHS
[TiBHiuHa MakemoHis>> BIJICYTHS
Pecny6mika Iospma’® BiJICYyTHS
Pymynis®’ BiICYyTHS
Cep06is’® BIJICYTHSA
Cnosaupka Pecry0iika®’ BiICYyTHS
Cnoenis® 1216, 61 eBpo | 36 987,01 rpH
Vropumna?! BiICYTHS
Xopaaris® 10 350,06 kyH | 41 779,05 rpu
Yecnka PecnyOiika® BiICyTHS
Yopuoropis* BiCyTHS

*3a oghiyitinum kypcom HEY cmanom na 01.07.2022%
**yina 3 peecmpy epanudHux yin

OTxe, IIIHU Ha TaNCynb(asy 3HaACHO Nuie y nepenikax 3-x 3 19 kpaid 1 miHa 3a
pesynbTatamu Topris, mposenenux Il «Menuuni 3akymiBii Ykpainum» Ha piBHI 36
162,51 rpu 3a 1 ¢makoH, € HUKYOI 3a IIHU pedepeHTHUX KpaiH Ta Kpain CXiaHOl
€Bponu y TpUBHEBOMY €KBIBAJICHTI.

5) nani moao kopekTHOCTi iHGopmaunii Mpo HasiBHiCTL a00 BiIACYTHICTH
€KOHOMIYHUX TA KJIIHIYHUX MepeBar 3aCTOCyBaHHS JIKAPCbLKOro 3ac00y NOpiBHAHO
3 JIIKApPCbKUM 32C000M 200 iHIIOK MeJIUYHO TEXHOJIOTi€K NMOPiBHSAHHSA (200 HOro
BiICYyTHOCTI)

Bignosigno no n.7 Ilopsaky nepxkaBHa OMT 3a cKOpOuU€HOI MPOLETYPOIO HE
nependayae MPOBEICHHS €KCIEPTU3H MOJaHUX 3asBHUKOM 3asiBU 1 JIOCh€, Ha MiICTaB1
AKUX MOYXHA 3p0OUTH BUCHOBOK MPO KOPEKTHICTh HaZaHO1 iHpopMallii.

4. PexkoMenaanii o410 BKJIKYEHHS (BUKJIKYEHHS) JIKAPCHKOro 3aco0y 10 (3)
HanioHa,ibHOro mepeJiiky OCHOBHHMX JIIKaAPCHLKHUX 3aC00iB Ta (200) HOMEHKJIATyp
(mepeJikiB, CHHMCKiIB, peecTpiB), 10 3aKYNOBYHTbCH 32 KOIITH [EPKABHOIO
0K0/KeTy ISt BUKOHAHHS TNPOrpamM Ta 3JiliCHEHHS LEHTPAJTi30BAHUX 3aX0AiB 3
OXOPOHHM 310POB’sl, Ta (200) peKOMeHAaIlil 0/10 32ACTOCYBAHHS VISl Hijieil 0XOPOHHU
310POB’sl JIIKAPCHKOro 3ac00y, O1uiaTa, 3aKymiBJjs a00 BIIIIKOXYBAHHS BapTOCTi

*https://www.vmnvd.gov.lv/lv/kompensejamo-zalu-saraksti?utm_source=https%3A%2F%2Fwww.google.com.ua%2F
Shttps://ligoniukasa.lrv.1t/It/veiklos-sritys/gydymo-istaigoms-ir-partneriams/kompensuojamieji-vaistai-ir-medicinos-pagalbos-priemones-
2/kompensuojamuju-vaistu-ir-mpp-aktualijos/aktualijos-4

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

Shttps:/fzo-org-mk.translate.goog/sifrarnik-lekovi-pzz? x_tr sl=mk& x tr tl=ru& x_tr hl=ru& x_tr pto=sc
SShitps://www.gov.pl/web/zdrowie/obwieszczenia-ministra-zdrowia-w-sprawie-wykazu-refundowanych-lekow-srodkow-spozywczych-specjalnego-
przeznaczenia-zywieniowego-oraz-wyrobow-medycznych-ktory-wejdzie-w-zycie-1-lipca-2022-r

Shttps://cnas.ro/lista-medicamente/

3$http://rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual

*https://www.health.gov.sk/Clanok?lieky202207

“https://www.jazmp.si/fileadmin/datoteke/seznami/SFE/Cene/cene_20220601.pdf
“Ihttp://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer segedeszkoz gyogyfurdo tamogatas/egeszsegugyi vallalkozasoknak/pupha/Vegleges
_PUPHA html

“https://hzzo.ht/poslovni-subjekti/zdravstvena-zastita/lijekovi/objavljene-liste-lijekova
“Shttps://www.sukl.cz/sukl/seznam-leciv-a-pzlu-hrazenych-ze-zdrav-pojisteni

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

4 https://bank.gov.ua/ua/markets/exchangerates?date=01.07.2022&period=daily
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SIKOTO0 3iliCHIOETHCSI 3 METOK) BHKOHAHHS PerioHaJibHUX HiJLOBHX Nporpam 3
OXOPOHH 310POB’f, LII0 NOBHICTIO Y4 YACTKOBO (PiHAHCYIOTHCH 32 PAXYHOK KOIUTIB
MicueBUX 0I0/:KeTiB, Ta (200) pekoMeHAaNil 010 YKJIAEHHSA 200 MPOAOBKEHHS il
(mpoJioHranmii) 10roBopiB KepoBaHoro aoctymy Ta (ado) iHmi pexkomenaauii y pasi
HEeOOXiTHOCTI yXBaJICHHS pPilllecHb B CHCTeMI 0XOPOHH 310POB’sl

Cranom Ha 25.07.2022 BignosigHo mo 3BepHeHHs MO3 Ykpainu Big 09.06.2022
Ne25-01/12931/2-22 Ta nucra yrtouneHHs MO3 VYkpainu Bix 20.06.2022 Ne25-
01/13739/2-22 nposeaeno nepxaBny OMT 3a CKOPOYEHOIO MPOIIEITYPOIO JIIKAPCHKOTO
3aco0y raicynb(dasza ais JIIKyBaHHS TMAI€EHTIB 3 MyKomoiicaxapumo3oMm VI Ttumy.
BignoBimno mo m. 22 Ilopsiaky BHCHOBOK — VIIOBHOBKEHOTO OpraHy Mae
pEKOMEHJALIHUN XapaKTep.

HepxaBaa OMT 3a ckopo4€HOI0 MPOIIeaYyPOIO JIIKAPCHKOTo 3ac00y raicynbdasa 3a
MOKa3aHHSM JIIKYBaHHS IMAIIEHTIB 3 MyKoroJjiicaxapuao3oM VI tumy Oyia mpoBeeHa 3a
3BepHeHHSIM MO3 Ykpainu BIANOBIAHO 10 MIANYHKTY 3 MyHKTY 4 noctaHoBu Kabinery
MinictpiB Ykpainu Big 23.12.2020 Ne 1300, a takox mianyHKTy 5 nyHkTy 8 [lopsiaky
MIPOBE/ICHHS JEP>KaBHOI OILIIHKKA MEIWYHUX TEXHOJIOTiH, 3aTBEPIKEHOT0 TMOCTAaHOBOIO
Kab6inetry MinictpiB Ykpainu Big 23.12.2020 Ne 1300.

3a pesynbpTaTamMu aHalli3y HassBHOCTI JIIKAPCHKOTO 3aco0y rajcyibdasza y rary3eBux
CTaHAapTax y cdepi OXOpOHH 3A0pOB'si YKpaiHM BCTAHOBJIEHO, IO JIIKAPCHKUH 3aci0
rajicyib(asa HassBHUN B Y HI()IKOBAHOMY KJIIHIYHOMY MPOTOKOJI1 EPBUHHOI, BTOPUHHOI
(cmemianizoBaHoi) Ta TPETUHHOI (BHUCOKOCHEIANi30BaHOI) MEIWYHOI JIOMOMOTH
“MYKOITOJICAXAPHUJO3 VI TUITY”, 3arBepxenomy HakazoM MO3 Ykpainu Biz
23.02.2015 Ne 90.

3a pesynbTaTaMu aHamily MDKHAPOAHUX TPETHHHHUX JKEPEN JAOKa30BUX JIaHHUX
3HaAWACHI pPEKOMEHJalii MoAO0 JIKyBaHHS MyKomodicaxapuao3dy VI Tumy, B SKUX
3a3HAYCHO, IO IS JIKYBaHHS TaKWX TAIliEHTIB PEKOMEHIIOBAHO 3aCTOCOBYBATH
(dbepMeHTHY 3aMiCHY Teparriio raycynbdasoro (poku myomikarii - 2012, 2016, 2019 pp.).
Takoxx Oynu 3HaliieHI TpeTWHHI JpKepela, B SKUX 3a3HAY€HO, 10 MpHU
myxkonoicaxapunosi VI tuny TI'CK moxke OyT BapiaHTOM JIIKyBaHHS (POKH ITyOJTIKaLii
- 2015, 2019, 2021 pp.), oqHaK y 3B 3Ky 3 PU3UKOM CMEPTHOCTI JIy>KE€ BaXKJIMBO, 11100
TI'CK npoBoausiacst iuiiie B yCTaHOBI 3 OaraTonpodiibHOIO KOMaHI00, SIKa Ma€ JI0CB1
BeneHHs naiieHTtiB 3 MIIC VI tumy.

JlonaTkoBO OyJi0 3HAIIEHO Ta MPOAHAI30BaHO TOKYMEHT JlenmapTaMeHTy OXOpOHH
3nopoB'st ABctpaiii, 2020 poky, B IKOMYy 3a3Hau€HI YMOBHU Ta BUMOTH JJIsi OTPUMAHHS
JocTyny Tancynbda3zu s JIKyBaHHS MyKomoisicaxapuaody VI tumy y pamkax
[Iporpamu “Jliku, MO PATYIOTH XUTTS . B peKoMeHmaIisIX OMrcaHi MOYaTKOB1 KpHUTEPIi
MPUIHATHOCTI, MMOCTIHHI KpUTEPii MPUIHATHOCTI Ta Kputepii npunuHeHHs O3T.

3a pe3ynpTaTamMu TMONIYKY BTOPWHHHX JDKEpeN iHGopwmarlii 1moa0 MOopiBHSUIBHOI
KJIIHIYHOT €()eKTUBHOCTI Ta O€3IMeKH Tajcyib(pa3u Ta HAMKpaloi MiATPUMYI04Oi Teparii
IIpH JIIKyBaHHI MyKonoJiicaxapuao3dy VI Tumy npoaHagi3oBaHO CUCTEMATHYHUNA OIJISIA
Brunelli et al.,2021 (Bucokoi MeToA0JIOT14HOI sikoCTi). Pesynbratu ornsany Brunelli et
al.,202]  3acHOBaHl Ha JaHUX OJHOrO0  24-THXKHEBOTO  PaHIAOMI30BAaHOTO,
0araToleHTPOBOro, IJIaIEe00-KOHTPOJIbOBAHOTO, ITOABIMHO-CIIIIOTO JOCIIKCHHIM (a3u
III. Tancynbdaza mopiBHIHO 3 IMJanEdO MPOJEMOHCTPYBalla TOKpalieHHs 3a 12-
XBUJIMHHUM TecToM X0601, MD 92,00 metpu (95% CI Bix 12,0 no 172,0, P =0,03). Ha
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24 trxH1 rpyna rancyibhasu nepeBepiiryBaja rpymy mianedo 3a ToOKa3HUKOM JUCTAHIIIT,
MIPOWJIEHOT MPOTIroM 6 XBUJIMH MiJ yac 12-XBWIMHHOTO TecTy xoap0u, MD 53,0 metpa
(95% CI Big 16,0 10 90,0, P =0,007). Takox crnioctepiraaocsi HOKpaleHHs 3a KUTbKICTIO
MIIAOMIB IO ¢XOJAax Mij yac 3-XBUJIMHHOIO Migiomy no cxonax, MD 5,7 (95% CI Bix -
0,10 no 11,50, P = 0,062) y rpymi rajicyibdasu MOpiBHSIHO 3 Iuiaredo, ajae pi3HUIlS He
Oyna CTaTMCTUYHO 3HAYYIIOK. J[0Ka3u 3a BKa3aHUMHU TOYKAMH Iy>K€ HU3BKOI SKOCTI.
Pe3ynbTaT mokazanu 3HAYHY PI3HULIO HAa KOPUCTh TPYNH Taicylibdasd y 3MiHI
eKCKpelii Tiiko3aMiHormikaniB y cedi, MD -227,00 (95% CI Big -264,0 no -190,0)
(mokasum HU3BKOI sKocTi). He cmocrepiramocss BIAMIHHOCTEW IIpH 3acTOCYBaHHI
rajicynbpazu Ta Tuianedo 3a HACTYNMHUMH KIiHIYHUMHU Toukamu: ODB1, ®XKEJL,
pyxiuBicTh cyrio6iB. He cmoctepiranocst icTOTHUX BIIMIHHOCTEH 11010 BUHUKHECHHSI
MOOIYHUX SBUII TIPH JIIKYBaHHI Talcyib(a3oro Ta miamnedo.

3a pe3yabTaTaMyd MPOBEAEHOTO IMOIIYKY HE OyJ0 BHUSBIEHO BTOPHMHHHUX Ta
NEPBUHHUX JIKEPEN JOKAa30BHX JaHUX LI0J0 MOPIBHSIBHOI KIIIHIYHOI €()EKTUBHOCTI Ta
oe3neku rancynbdasu 3 TT'CK qis aikyBanHs Mmykonodiicaxapuaosy VI tumy y nopociaux
ta mgited. OpHak Oyna 3Haljnena nyomikamis S. Turbeville et al., 2011, B sAKii
npejacTaBiieHl KiiHiYHI pe3yibratu namieHTiB 3 MIIC VI tuny micna TI'CK. YV nanomy
JOCJIDKCHH] He 0YyJI0 MOPIBHAHHA MK 3aCTOCYBaHHSAM (pepMEHTHOI 3aMICHOI Tepariii Ta
TI'CK npu nikyBanui MIIC VI tuny. 3a nepion mix 1982 1 2007 poxkamu 45 maifieHTiB 3
MIIC VI tuny orpumanu amorenny TI'CK. Vimoipuicts Brmkuanocti (95% CI)
crtanoBuia 78% (65-89%) gepe3 100 guiB Ta 66% (52-79%) - uepe3 1 1 3 poku. Takum
YUHOM, iCHY€ HeBenukuil focBia 3actocyBanHs TI'CK mis ikyBaHHS TakuX TMAIli€HTIB.
BpaxoByroun pekoMeHmaIlii TpeTHHHUX JpKepen, B sKux 3a3HadeHo, mo TIT'CK moxe
Oytu BapianTtoM JiikyBaHHs mamieHTiB 3 MIIC VI tuny, neooximno, mod TI'CK
MPOBOAMIIACS JIMILIE B YCTaHOBI 3 OaraTonmpo@iibHOI0 KOMAHAOK, sIKa Ma€ JOCBIT
BeneHHs nanieHTiB 3 MIIC VI tuny 3 iHAUBIIyadIbHUM MiAX0J0M /0 MAaIl€HTIB.

Pesynpratu anHamizy BIUTMBY Ha TOKA3HUKH OFO/DKETY Tajicyibdaszd y pamKax
JIIOYOTr0 CIIEHAPIO JJIs JIIKYBaHHS KOTOPTH mMarlieHTiB (2 mopocnux 1 6 miTeid) 3a
CTaHJApPTU30BaHUM ITiIX010M cTaHOBIATE 120 348 833,28 rpH, 3a iHAUBITyaTI30BaHUM
- 124 109 734,32 rpH. AHani3 BUTpAT Ha OJIHE BBEJACHHS Ta HA PIYHUIA KypC 3aCTOCYBaHHS
rancynbdasu A JiKyBaHHA MyKoloiicaxapuao3y VI Thmy Ha ogHOTO Taifi€eHTa 3a
3aKyIiBEIFHOIO IIHOI0 3 OCTAaHHBOT'O 3aBEPIICHOTO TEHAEPY 3a JaHUMH €JIEKTPOHHOT
CUCTEMHU IyOJIIYHUX 3aKyTiBeNb Prozorro, cranoBiats 26 326 307,28 rpH 1y1st JOPOCIOTO
namierTa Ta 11 282 703,12 rpH Ha OJTHY AUTUHY.

3Mo/ieIbOBaHUN  BIUIMB Ha OrOpKeT Tancynbdasu Oyso MOPIBHAHO 13
PEKOMEHIOBaHUMHM 3HAYCHHSIMH IITKAJIA BIUIMBY Ha O0/DKET B YKpaiHi, BIIIIOBIIHO JI0
aKTyaTi30BaHUX 3HAYEHb PEKOMEHIOBAHOI IITKAJIM OI[IHKH BIUIMBY Ha OIOJKET B YKpaiHi
Ha MJCTaB1 JaHUX JIep>KaBHUX BUTPAT Ha JTiKapchki 3acobu y 2021 potii, Ta BCTAHOBJICHO,
10 IpH 3aKyHiBii raicyibdasu, BIUIMB Ha Or0keT Ha | pik mpu 000X miaxoaax a0
po3paxyHkiB Oyae Beaukum (Outbiie 100 MiH rpH), ajie MEHIIMM 3a PEKOMEH]IOBAHE
MOPOTOBE 3HAYEHHS CTYIEHs (P1IHAHCOBOI IOCTYITHOCTI, 1[0 CTAHOBUTH 176 MIIH I'pH.

Takum uMHOM, 3a pe3yJsibTaramu nposeacHoi nepxaBHoi OMT 3a ckopoueHOro
IPOIICYPOI0 BCTAHOBJICHO, IO TajicyJjibdaza MOPIBHAHO 3 IUIaled0 y MaIli€HTIB 13
MyKkomnoJiicaxapuiozoM VI Tumy npoTsroM 24 THXKHIB MOKpaluia pe3yibTatd 3a 12-
XBUJIMHHUM TECTOM XO0JIbOU, TECTOM 3-XBWJIMHHOTO MiIHOMY 11O CXOJ1aX, OAHAK JOKa3U
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Ay>€ HU3BKOI AKOCTi. Pe3ynbTaTu Moka3yBaiu 3HAUYHy PI3HULIO HA KOPUCTH TPYIHU
rajucynbdasu MopiBHSAHO 3 TUIanedo y 3MiHI eKCKpelii IiTiKko3aMiHOTIIKaHIB y cedi. He
CIOCTEpIranocs BIAMIHHOCTEW TIpU 3acTOCyBaHHI Tancynbdaszu Ta 1uramebo 3a
HAaCTyNHUMHU KIHIYHUMH Toukamu: O®PBI1, ®XKCEJI, pyxnusicts cyrinodis. He
CIIOCTEPITaJIOCs ICTOTHUX BIAMIHHOCTEM 1100 BUHUKHEHHS MOOIYHUX SIBUII TMPH
JIKyBaHHI rajcyibdaszoro Ta miaiedo.

BignosigHo 10 yHiiKOBaHOTO KIIHIYHOTO MPOTOKOJY YKpaiHM Ta peKOMEHallii
MDKHApOJIHUX HAyKOBUX TOBAPHCTB BEJEHHS MAIlIEHTIB 13 MyKomoJicaxapumo3oM VI
TUITy TIepeadayae JiKyBaHHS (epMEHTHOIO 3aMiCHOIO T€PAIi€l0 TIPU YMOBI BIIITOBITHOCTI
KpUTEPIsM MOYATKY Teparii Ta KpUTEpisiM OIMIHKUA e(PEeKTUBHOCTI (hepMEHTHOI 3aMiCHOI
Teparii.

lNancynedaza Brmouena y Ilepenik JikapchbKUX 3aco0iB, MEIUYHUX BUPOOIB Ta
JOTIOMIXKHUX 3ac00iB JI0 HMX, IO 3aKYIOBYIOTHCS HAa BHUKOHAHHS BIJMOBIJIHHUX YTOJ
(moroBopiB), YKIaJACHUX 0CO00I0, YIIOBHOBAKCHOIO Ha 31MCHEHHS 3aKyIiBelb Y chepi
OXOpPOHU 370POB’S JUIsl BUKOHAHHS MIPOTpaM Ta 3A1MCHEHHS LIEHTPATI30BaHUX 3aXO/iB 3
OXOpPOHU 3/I0POB’sl, 110 3aTBepKeHUH nmoctaHoBoro Kabinery MinictpiB Ykpainu Bix 7
oepesns 2022 p. Ne 216.

Myxkonomicaxapuno3 VI Tumy BXOIUTh A0 TMEPENiKy piakicHuX (opgaHHUX)
3aXBOPIOBAHb, 3aTBEPAKEeHOr0 HakazoM MO3 Vkpainu Big 27.10.2014 Ne 778.

OTxe, Ha OCHOBI BHILE3a3HAYEHOTO Ta 3 ypaxyBaHHAM KoHuenumii po3BUTKY
CUCTEMHU HAJaHHS] MEIWYHOI JOMOMOI'M Mall€HTaM, SKI CTPaXJIalThb Ha PIAKICHI
(opdanni) 3axBoptoBaHHs, Ha 2021-2026 poku, 3aTBEPIKEHOI PO3MOPSAHKEHHSIM
Kabinery MinictpiB Ykpainu Big 28.04.2021 Ne 377-p, pekOMEHI0BaHO MPOJOBXKUTH
3a0€3MeUeHHs] 3aCTOCYBaHHS CHNEUM(PIYHOrO JIKyBaHHS Trajcyiib(a3oro MalieHTiB 3
MyKomoJicaxapuao3oM VI tumny. Y 3B’s13Ky 3 BEIMKUMU BUTPATaMU OIOJIKETHUX KOIIITIB
000B’SI3KOBUM € BpaxyBaHHSI KPUTEPIIB I MPU3HAYCHHS Ta MPUITMHEHHS (DEPMEHTHOT
3aMiCHOI Tepamii Ta MOCTIHHUNA MOHITOPUHT 31 300pOM peanbHUX KIIIHIYHUX JaHUX JJIs
OIIIHKY €(hEeKTUBHOCTI Teparlii 3a y4acTi MyJIbTHAUCIHUILIIHAPHOT KOMaHI1 (axiBIIiB.

Takox BaXJIMBUMHU acrieKTamMu y cdepi OXOpOHHU 3J0pOB’sl € OpraHi3ailis poooTu
10/10 BUSIBJICHHS HOC11B, TEHETUYHOTO KOHCYJIbTYBaHHS Ta MPEHATAIHHOT IIaTHOCTHKH 3
METOIO BHUSIBJICHHS PU3UKY HapOKEHHS AITeH 3 MyKOMOJicaXxapua030M.

5. In¢opmanist OO0 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy.

Bignosigno mo m. 21 Tlopsiiky BHUCHOBOK YHOBHOBa)KEHOTO OpPraHy CTOCOBHO
BI/IMOBITHOT METMYHOI TEXHOJIOT1] BBAYKAE€THCSI YUHHUM JIO MOMEHTY MPOBEJICHHS HOBOI
JeP>KaBHOI OIIHKY MEIMYHOT TEXHOJIOT 1.
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