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Pe3ome. [IpoBeneHo aHali3 HOPMATHUBHO-IIPABOBOTO PEry/IIOBaHHS Ta IpodieM
3a0e3MeueHHs] XBOPUX Ha PIIKICHI 3aXBOPIOBAHHS HEOOXIAHUMHM JIIKAPCHbKUMHU 3aco0amu,
MEIUYHUMM BHpOOaMU Ta MPOAYKTAMU CIELIAJIBHOIO JIIKYBaJIbHOIO XapuyBaHHS B
VYkpaini. BusHaueHo mpiopuUTETHI HANPSIMH MiABHUIICHHS JOCTYHMHOCTI (hapMaleBTUYHOT
JIOTIOMOTHY TAIIEHTIB, 1110 CTPAXAAI0Th Ha piAKICHI (Op(]aHHI) 3aXBOPIOBAHHS.

KuarouoBi caoBa: piokicui  (opganni) 3axeopiosanus, MeOUdHi MexHo102il,

docmynuicmo J1iKie, nepenpo)inio8ants, 002080puU KEPOBAHO20 OOCHLYNY

Beryn. B Vkpaini y Omuspko 5% HaceneHHS iarHOCTOBAHO PiIKICHI
(opdanni) 3axBoproBaHHs, 80% 3 HUX T€HETUYHO OOYMOBJICHI, MAIOTh TSDKKUHU 1
xpoHiuHu# nepedir. Taki mamienTH NoTpeOyITh TOPOrOBaPTICHOTO 1 MOXKUTTEBOTO
nmikyBaHHs. JlocTynHicTh MeauuHux TexHosorid (MT) ans giarHocTMKM  Ta
JIKyBaHHS Op(aHHUX 3aXBOPIOBaHb BKpail HU3bKA, 10 OOYMOBJIEHO BHUCOKUMH
BUTpaTaMu Ha PO3poOKy Ta mociipkeHHs Takux MT 3 ogHOTO O0KY Ta pO3MmoiaioM
BApTOCTI HA JOCHUTh HE3HAYHY KUIBKICTh NAallI€HTIB — 3 iHImoro. [IpouenypHi
mpobyieMu I0JI0 TMPOBEJASHHS KIiHIYHMX jociimkens (KJ[) He m03BOSAIOTH
OTPUMYBATH JAOCTOBIPHI Pe3yJabTaTH, y 3B’SI3KY 3 UMM TaJIbMYEThCSI BIPOBAIKEHHS
iHHOBaIHUX JI3 y MeTUUHy NPaKTUKY.

Meta ananmiz craHy Ta npoOsiemM 3a0e3nedyeHHs XBOPUX Ha PIiJIKICHI
3axBOproBaHHS HeoOximHMMH JI3 1 MB Ta BH3HaueHHS NPIOPUTETHUX HAIPSMIB

M1JIBUIIICHHS JJOCTYMMHOCTI (hapMalieBTUIHOT JIOTIOMOT'H TaKUM TIaI[l€EHTaM.
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Metoau Ta Martepiaam. Y IOCIIPKEHHI BUKOPUCTAaHO HAYKOBI MyOJiKaiii,
KepiBHI HACTaHOBU, CTATHUCTUYHI JaHl, MapKeTUHroBa iHpopMallis. Meronu: aHami3
JIOKYMEHTIB, KOHTEHT-aHaJli3, OMMCOBUM, TOPIBHAHHS, y3arajibHEHHS.

Pe3yabtatu gocaimxensn. 3rigHo 3 Pexomenparisimu €C Bin 8.06.2009 p.
o/10 ikl y cepi HaganHug meauyuHoi qonomoru (MJ) namientam, siki CTpaKaa0Th
Ha piakicHI (opdaHHi) 3aXBOPIOBaHHS, OUIBIIICTh €BPONEHCHKUX KpaiH, 30KpeMa i
VYkpaina, po3poOuiiu HalioOHaJbHI JIOKYMEHTH, 1[0 BU3HAYAIOTh MOJITHKY y cdepi
opranizariii Hananus M/ opdpannum xBopum.

Bignosigno 1o ct. 53-1 3akony Ykpainu «OCHOBU 3aKOHOAABCTBa YKpaiHU
PO OXOpPOHY 3A0POB'S» JepikaBa 3a0e3neuye 3axoAu MI0J0 MNPOQITIaKTUKH
piakicHuX (ophaHHUX) 3aXBOPIOBaHb Ta OpPraHi3allil0 HAJaHHS NAallleHTaM, SKi
CTpaXkJal0Th Ha TaKi 3aXBOPIOBaHHs, HaJlexkHOT M /[, DapmarieBTuIHE 3a0€31eueHHs
TaKuX TalleHTIB 3aiicHIoeThCss 303 BiAMOBIZHOTO MpodUIF0 3a MicHeM ixX
MPOKMBAHHS YW JIIKyBaHHS Ha MIJCTaBl PilIeHHsS cremianbHoi komicii. JI3, MB i
Xap4yoBil MPOAYKTH IS CHEIIaTbHOTO JIETHYHOTO CIIOKWBAHHS 3aKYyIOBYIOTHCS 32
paxyHOK KOIITIB JIEpKABHOTO, MICIIEBUX OIO/DKETIB, a TaKOX IHIIMX He
3a00pOHEHNX 3aKOHOJIAaBCTBOM JiKepesl. OCHOBHUMU MpobieMamu sIK B YKpaiHi, Tak
1 B OaratbOX IHIIMX KpaiHaX, € BIACYTHICTh HeoOxigHuX JI3 Ha puHKY Ta
oOmexenunii oromxker O3.

Bapro 3ayBaxkmth, mo mpobiema pigkicHHX (opdaHHUX) 3aXBOPIOBAHb B
VYkpaini Oyna odimiiiHo Bu3HAHA Ha Jep)kaBHOMY piBHI Jume B 2014 p. 13
npuitHATTIM 3akoHy «[Ipo BHecenHs 3miH 10 OCHOB 3aKOHOJABCTBA YKpaiHHU Mpo
OXOpPOHY 370pOB’Sl 110/I0 3a0e3MneueHHs] NPOGUIAKTUKU Ta JIKYBAaHHS PIIKICHUX
(opannux) 3axBoproBanb» Bim 15.04.2014 p. Ne 1213-VII. Ilo mepme, Oymo
chopMyibOBaHE  BU3HAYCHHS:  «pifkicHe  (opdaHHE)  3aXBOpPIOBaHHS  —
3aXBOPIOBAHHS, SKE 3arpoKy€ >XKUTTIO JIIOJUHA a00 SKE€ XPOHIYHO MPOTPECYE,
MPU3BOJIUTh JI0 CKOPOYCHHS TPUBAJIOCTI JKUTTA TpoMmaasHuHAa abo 10 Horo
1HBAJIITHOCT1, TIOIIMPEHICTh SKOTO Cepea HaceleHHs He vacrtime HDK 1:2000%.

Takoxx Oyno 3aTBepmkeHO Mepernik piakicHuX (opdaHHMX) 3aXBOPIOBAHb (HaKa3
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MO3 Vkpainu Ne778 Bim 27.10.2014 p.).

Bapro 3ayBaxkuTu, 1mio €BpONEUCHKUM KOMITETOM EKCIIEPTIB 13 PIAKICHUX
3aXBOPIOBaHb BU3HAHO 0Jn3bk0 8000 HO300TTUHUX POopM OphaHHUX 3aXBOPIOBAHb.
He icHye eauHOTO MiAXOMY 11010 BU3HAYEHHS PIBHS MOIIMPEHOCTI 3aXBOPIOBAHHS Yy
CBITI, IIPU SIKOMY MOT0 BBaXarOTh PIAKICHUM. Tak, IeBHE 3aXBOPIOBAHHS MOXeE OyTH
PIAKICHUM B OJHIM KpaiHi, aje NpHU LbOMY YacTO 3yCTPIYAETHCS B IHILUX PETiOHAX
a0o0 cepeJl 1HIIUX TPYII JOJICH.

VY nmepuly peaakiiifo yKpaiHCBKOTO TMepeniKy op¢aHHUX 3aXBOPIOBAHb
Bxoawna 171 Hozomoris (3rimHo 3 MKX-10) 1 komamm wmepexi Orpha.net
(ORPHACcode). Yunna penakitis MictuTh 302 HO30JI0T1i, 1110 CTAaHOBUTH OJIU3BKO 5%
3arajibHOl KUIBKOCTI BIJOMHX PIIKICHUX 3aXBOpIOBaHb. Lle MOXHa MOSICHUTU HE
TUIBKA BIJIHOCHO HU3bKUMHU TMOKa3HUKAMM TOIIMPEHOCTI IHUX 3aXBOPIOBAHb B
VYkpaini, a ¥ HemZOCTaTHIM pIBHEM JIarHOCTUKH, BIJACYTHICTIO 3aTBEPHKCHUX
MPOTOKOMIB JIiKyBaHHS Ta jgoctynHux JI3. BimcyTHi # edekTuBHI MexaHi3Mu
(apMalleBTUYHOTO  3a0e3MeUeHHs] TaKuX TalieHTiB  (0coOJMBO  mifg — 4ac
amOynaTopHoro JikyBaHHs). JKutreBo HeoOXximHi JI3 ayig maiieHTiB 3 PIAKICHUMHU
3aXBOPIOBAHHSMU B YKpaiHi moyanau 3aKkynoByBatu 3 2016 p.

Hapasi HaiiGinpm nommpeHuMu oppaHHUMHU 3aXBOPIOBAHHSMU B YKpaiHi €
dbenuikeronypiss  (OKVY), wmykoBiciumgo3, xBopob6a KpoHna, I0BEHIIbHUM
pesmaroigauit aptput (FOPA), mykoBiciumo3, xBopoba ['omie, mykormosmicaxapuao3
(MIIC), nereneBa rimeprensis, remodimis. Bapro 3ayBaxurtn, mo /3 opbaHHHX
XBOpPOO BUSBIISIIOTHCS B PAHHBOMY JUTAYOMY Billi, y 35% BHUManKiB BOHU CTalOTh
MPUYUHOI0 CMEPTI AiTeit 10 1-ro poky, y 10% — miteit Bikom 110 5 pokiB, y 12% —
B 5 10 15 pokiB. 65% BUMAAKIB MAIOTh TSKKUM 1HBAJIIM3YIOUUH TIEpeoir.

VY mexax minany gocsarHeHHs Llineit cramoro pos3Butky B O3, BU3HAUEHUX
OOH na 2016-2030 pp. 11070 yHIBEpCaJIbHOIO OXOIJICHHSI HACEJIEHHS MOCITyraMu
O3 1 3abe3neuennsa aocrynHocti JI3, B Ykpaini Oyno 3atBepmxeno Konmemiiro
PO3BUTKY JOTOMOTH TMAIli€eHTaM, SKI CTpaXaarwTh Ha piakicHl (opdanHHi)

3aXBOPIOBaHHS, pO3paxoBaHy Ha I’ATh pokKiB, 3 2021 p. 1o 2026 p., cipsiMoBaHy Ha
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3HIDKEHHSI CMEPTHOCTI BiJl PIAKICHMX 3aXBOPIOBAHb 1 MIiJIBUIIEHHS SKOCTI JKUTTS
MAIEATIB MUISIXOM 3a0€3IMeUeHHsI CIPaBEIMBOTO Ta PIBHOTO JOCTYIY JIO SIKICHOT
M/, 30kpema 1o epexktuBHUX 1 0e3neunux JI3 1 MB.

Posnopsmpkennsim KMV Nel235-p Big 11.10.2021 p. 3arBepxeHO IjIaH
3ax0/11B 100 peanizaiii Konnentii, sskuii nependayae BUPIIICHHS TAKUX 3aBJaHb:

- YAOCKOHAJIEHHS MEXaH13My MPUHHATTA PIlIEHb OO0 AEP>KABHOI MIATPUMKH
namieHTiB (YITKI KpUTEpii Ta po3poOKa METOANYHUX PEKOMEHIAIIN ),

- MPOBENEHHS emiananizy st orpuMants nanux (mepexnax ORPHANET i
3aTBEPPKEHHST HAIllOHAJBHOTO KiacudikaTopa PIAKICHUX 3aXBOPIOBaHb, OOJIK 1
aHaji3 nanux npo namieHtiB B ECO3, po3poOka MapiipyTiB MaiieHTa TOIIO);

- 3a0e3ne4yeHHs PIBHOTO 1 CBOEYACHOTO JIOCTYIy MamieHTiB 10 MT
JTIarHOCTUKM  (HEOHATaJbHOTO CKPHUHIHTY 1 HEIHBAa3MBHOIO MpPEHATaJIbHOIO
TECTYBaHH);

- 3a0e3mneyeHHs1 goctyny narieHTiB g0 JI3, MB 1 mpoaykTiB cremiaibHOTo
JIKYBaJIbHOTO Xap4yBaHHs (aHajl3 HAMpsIMKIB 3aKYIIBEJb I YXBAJEHHS PIIICHb
po M0J1aJIbIIIe iX  pO3IMIMPEHHS/CKOPOUYCHHSI, aHai3 MO>KJIUBOCTI
nepenpodimoBanus JI3 (Buxopucranus «off-label») 3a BiacyTtHocTi B Ykpaini
HeoOx11HuX ophannux JI3;

- yaockoHajeHHsa HajgaHHd MJ[ opdanHuM marieHTam (CTBOPEHHS MeEpexi
pedepeHTHUX TIEHTPIB OpdaHHUX 3aXBOPIOBAHb, TNEPErysLd, pPO3poOkKa 1
3aTBEPKEHHSI HOBUX CTAaHIApPTIB JJI BUSIBJICHHS, PAHHBOI J1arHOCTUKU Ta HA/IaHHS
MJI marieHTam, YIOCKOHAJICHHSI CHUCTEMH pealimiTallii Ta majaiaTUBHOI JOMOMOTH
JUTS TIAITIEHTIR),

- miABUIIEHHS KBanmiikarii (axiBIliB 3 paHHLOI A1arHOCTUKHU, TPOQPIIaKTUKN
Ta JIKyBaHHA PIKICHUX 3aXBOPIOBAaHb, PO3BUTOK MI>KHAPOJIHO1 CITiBIIpAIll;

- M1JIBUILIEHHS MOIH()OPMOBAHOCT] HACEJICHHS.

BianoBimHO A0 YMHHOTO 3aKOHOJABCTBA MAIIEHTH 3 PIAKICHUMH XBOpPOOaMH
MaroTh JIOCTYI A0 HaiBaxuBimmx BumaiB MJI. Xoua y Ilporpami MeTuyHUX rapaHTii

(IIMI') nemae oxpemoro makera «OpdaHHI 3aXBOpPIOBaHHS», YCl1 TMaLIEHTH 3
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PIAKICHUMH 3aXBOPIOBaHHSIMU MOXYTh PO3PAaxOBYyBaTH Ha O€30IUIaTHY JOIMOMOTY.
[IMI" mokpuBae ocHOBHI Buau M]] — KoHCynbTallii, 1ab0paTopHi ¥ 1HCTpyMEHTAIbHI
JOCTIDKeHHsI, TOoCHiTami3aii, oneparii ta peadimitamito. lle — mociayru mepBUHHOI,
eKCTPEHOI, CIeliali30BaHoi Ta BHCOKOCTemiamizoBanoi MJI, MennaHoi peabimrarii,
najgiaTuBHOI gornomoru. Hapasi nepikaBa rapaHTye CKpUHIHT HOBOHApPOKEHMX Ha 21
oppaHHe 3aXBOPIOBAHHS.

[Ipu BcTaHOBIEHOMY AlarHo3i, KOJU MAIIEHT MA€ JIIKYIOYOTO JIKaps, BIH MOXKE
3BepTaTUCA JO HBhOro Oe3 HampaBieHHs jgikaps [IMJl. Skmo mnamieHT moTpedye
CTAI[IOHAPHOTO JIIKYBAaHHSI, 32 HAMNPAaBIICHHSAM JIKYIOYOTro JKaps, BIH TaK0X OTpHUMAE
0 mociyry Oe3orutatHo y cremiamizoBanux 303, ski MaroTh gorosip 3 HC3VY. Ile
MOXYTh OyTH MMAaKETH TOCIYT CTaIllOHApHOI JOMOMOTH 0e3 abo 3 MPOBEICHHSIM
XipypriyHoi omeparii, 3 MeAWYHOI peaOumTarii, 3 JIKyBaHHS TAIll€EHTIB 3
OHKOJIOTTYHUMHU 3aXBOpIOBaHHSAMH, 3 namatuBHoi MJI. Bucokoapricui JI3, MB 1
MPOJIYKTH CHELIadbHOTO JIIKYBAJIBHOIO XapuyyBaHHS Ul MALI€HTIB 13 PIAKICHUMU
3aXBOPIOBAHHSAMM HE BKIIOYEHI N0 Tapudy Ha MeAW4yHI MOCIyru. AJjie BOHU
3a0e3MevyI0ThCs y LEHTPATi30BAaHOMY TMOPSIKY 32 PaxyHOK KOINTIB iHIIMX MpOTpam
JIep>KaBHOTO 200 MiCIIEBUX OIOIKETIB.

[TutranHsM npodiIaKTUKK Ta JIIKYBaHHS PIAKICHUX (opdaHHUX) 3aXBOPIOBAHb
npucesidena cr. 537 3akony «OCHOB 3aKOHOZABCTBA YKpAaiHH MPO OXOPOHY
3nopoB’s». Ilepenbaueno, 1o npepkaBa 3abesneuye 3axoaud 3 MPOQiTaKTUKH
pinkicHux (opdaHHUX) 3aXBOpIOBaHb Ta OpTraHi3allil0 HaJaHHS TMalli€eHTam
BignoBiaHoi MJI. I'pomaasiHu, $Ki CTpa)xAal0Th Ha PIAKICHI 3aXBOPIOBAHHS,
Oe3nepeliitHO Ta Oe301IaTHO 3a0e3meuyroThesi HeoOXimHuMu JI3 1 BIAMOBITHUMHU
XapyOBUMU MPOTYKTAMU JUIsl CHELIaIbHOIO IIETUYHOTO CIIOXKUBAHHS BIAMOBIIHO A0
ix mepeniky Ta o0csriB, 3aTBepmkeHux MO3.

VY oGromxeri Ha 2022 p. Oyno mepenbayeHo 2,8 MIIpJ T'pPH Ha JIIKYBaHHS
ophaHHMX 3aXxBOprOBaHb, 30Kkpema remodinii. Kpim Toro, y OromxeTi 3akiageHo
11,5 miapa rpH, 4YacTUHY 3 SIKMX CIPSMOBAHO Ha (piHAHCYBaHHS JIOTOBOPIB

kepoBaHoro goctymy (AK/).
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AHani3 mokazaB, 10, Hampukiaa, y JHIIpoOmeTpoBChKiM o0macTi Hapasi
nepebyBae Ha OOJNIKY XBOpMX Ha Taki opdaHHI 3axXBOPIOBAHHS: JICTCHEBY
rimepreHsito — 53, wmykoBicuuao3d — 93, BpokeHud iMmyHoAedinuT — 8,
MyKomoJicaxapino3 — 3, xBopooOy I[lomme — 1, xBopoOy Pabpi — 5, FOPA — 95,
remoduiro — 61, Oynbo3HUM emigepmoii3z — 9, ciiHaabHy M’s130BY arpodiro — 25,
HaHi3M — 75 0c10, po3y1aiv MCUXIKHU 31 CEKTpy ayTu3my — 206, po3CisiHUI CKIIepO3 —
898, imeonaTuyHy CIMEHY AUCTOHIO — 5, deHuIkeToHYypiro — 81 oci6. Ha 2023 p. B
oOxacHiif mporpami «310poB’s HaceneHHs J(HinmponerpoBmuHU Ha 2020-2024 pp.»
nependoadeHo 1471,3 tuc. rpu s aitedt 3 remoduiiero Ta 10057,4 tuc. rpH A
JOPOCIIUX 3 OHKOT€MAaTOJOTTYHUMHU 3aXBOPIOBAHHIMU.

B ocrannpbomy onutyBanni EURORDIS Rare Barometer Voices (2020-2021
pp.) 31% 13 7500 pecrnoHEHTIB A0CI HE OTPUMYBAJIA HAJICKHOTO JIIKYBAaHHS yepes
HOro BIACYTHICTb, BOHM He MOTIM B3aTH ydacTh KJ[ abo mikyBaHHs Oyio
HegoctynuuM. Jlume 5% orpumanu tpanchopmarlliiine JTiKyBaHHS, CXBajeHE s
Bchoro €C, a 69% — oTpuMyBaIM JIUIIE CUMIITOMATUYHE JIKyBaHHS. 22% Talll€eHTIB
HE MOTJIM OTPUMATH JIIKYBaHHS Yepe3 HOro BiJICYTHICTh Y MICIII TPOKUBAHHS.

Pernamentom €C mnpo JI3 mma mikyBaHHS pigkux xBopoO (2000 p.)
nepea0ayeHo HU3KY CTUMYJIB, CIIPSIMOBAHUX HA 3a0XOYEHHS pO3pOOKH OpdaHHUX
JI3. 3 1999 r. 6yno 3apeectpoBano Oubin 2000 opdanHuX npenapatiB 1 OIU3BKO
200 JI3 otpumanu n03Bin Ha mpojax. OpdaHHI mpenapaTd TaKoXK MOXYTb OyTu
neaiarpuaHuMu JI3 Ui JTiKyBaHHS PIAKUX 3aXBOPIOBAHb Y JITEH ab0 MepeoBUMHU
METOIaMH JIIKyBaHHSI.

KirodoBe wmiciie y JiKyBaHHI PIAKICHUX 3aXBOPIOBaHb TocimaiTh JI3
nepenoBoi Tepanii (Advanced Therapy Medicinal Product — ATMP) — nikapchbki
npenaparu JijIsi TeHHO1 Teparlii, I Teparii COMaTHYHUMHU KIITHHAMU Ta MpenapaTu
TKaHUHHOI 1HKeHepli. L1 JI3 3marHI YMHUTH BIUIMB HAa TE€HETUYHY NPUYUHY
OpraHHOTr0 3aXBOPIOBaHHSA. MennyH1 NPUCTPOi, XIPypriuHl 1HTEPBEHIIi, IPOMEHEBA
Tepartis, (izioreparis, JOMOMIXKHI TEXHOJIOT1I Ta IU(PPOBI MPUCTPOT TAKOK MOKYTh

OyTH 3aCTOCOBHI Yy JTIKyBaHHI PiIKICHUX 3aXBOPIOBAHb.
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OpnuM 3 HampsaMiB MiABHINEHHS nocTymHOCTI JI3 € mepenpodintoBanns JI3,
CXBaJICHUX JUISI 3aCTOCYBAaHHS 3a 1HIIMMHU IMOKA3aHHSAMHU 1 JJIS SKOTO JOCIITHUKH
ab0 KIIHIIUCTH BU3HAYAIOTh HOBY c(depy 3acrocyBaHHs (HOBE IIOKA3aHHS).
Ockinbku JI3 yke BHUKOPHUCTOBYETHCS, ACSIKI JaHl € JOCTYMHUMH, OCOOJIMBO
BIIHOCHO Tmipodiato Oe3neku. JlogaTkoBi gaHl 30UparOTh HUISXOM KITHIYHUX
JOOCIIKEHb, 00 miATBepAUTH e(eKTUBHICTh JI3 y HOBOI MOmyJslii Malll€HTIB.
Tum He menmie, nepenpoduIOBaHHA Ja€ mepeBaru Jyuisi opdhaHHUX 3aXBOPIOBAHb,
OCKUIBKH JT03BOJISIE €KOHOMHUTH KOIITH 1 Yac, OCKIIBKU HE MOTPIOHO PO3poOIIsATH
HoBHi JI3.

Uepes Te, mo opuriHaiabHi (iHHOBaIMIMHI) JI3 BUPOOISIOTHCS JHINE OJHUM
BUPOOHUKOM, IHCTPYMEHT KOHKYPEHTHHX 3aKyIiBellb J0 HHUX HE MOXe OyTu
MOBHOIO MIPOIO €(h)EKTUBHO BUKOPUCTAHUIA.

Jorosip kepoBanoro goctyny (KJI) — e MexaHi3M 3aKyIiBiIi OpUTIHAITBHUX
(irHoBaritHux) JI3 3a pesynpTaTamMu OpsMUX 1 KOH(DIICHIIMHUX TMEPEMOBUH MIX
IJIATHUKOM  (ZIep>kaBorwo) 1 BUpoOHMKOM. IlepeMoBHHM  BiIOyBarOThCA  3a
pesynbratamMu po3rsiay marepianiB OMT, ski MICTATH JaHl NPO TMOKA3HUKH
KJIIHIYHOT Ta €KOHOMIYHO1 eekTiuBHOCTI JI3.

Mexanizm JIKJ[ monazg 15 pokiB ycminiHo mpaitoe y Takux kpainax, sik CIIA,
Benuka bpurtanis, ®@pants, Itanis, [onasima, Ectonis, Jlutea, JlaTsis, YropmuHa,
Pymynisa, bensris, Higepnannu, Cnosenis, [IBeuis, Janis Ta inmi. Yepes
KoHpineHiHicTy gaHux 1moxo JKJ[ Bakko BHU3HAUWUTH, SIKyY CyMy BOHH
J03BOJISIFOTH 3a0LAANTH. YKpaiHa 3 AepkKOroKeTy (piHaHCYe JiKyBaHHS juiie 14 3
302 opdanaux xBopoO. JI3, mo 3akynoByroThes 3a JIKJI, BUKOPUCTOBYIOTHCS IS
JIKYyBaHHS PIAKICHUX 3aXBOprOBaHb (xBopoOu ['omre, mykomosicaxapuaosis,
remodiiii Ta iH.).

3a pesynpratamu ykiaganHsa JIKJ[ 3 kommanisimu «Sanofi», «BioMariny,
«Takeda» momo JI3, kI paHime BKe 3aKyNOBYBAIHCh LEHTPaII30BaHO,
3aomamkeno e y 2022 p. 6nuszsko 10 mau mon. CIHA. ¥V 2022 p. Bnepiie B

VYkpaini 3aBnsku  yknagenaro JIKJ[ Bmamocst 1meHTpamizoBaHo 3akynutd JI3
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«EBpicni» (Risdiplam) nmns mikyBaHHS miTe BIKOM Bix 2 MICAIIB, XBOPUX Ha
criHajgbHy M’s130BY aTtpodito (CMA). Ane ToMy miepeayBaia npoieaypa Aep>KkaBHOi
OMT mnpenapaty ynoBHoBaxkeHuM opranom (JIELl MO3 VYkpainu) st BKIIOUYEHHS
fioro o mepeniky JI3, 1m0 3aKymoBYIOThCS 3a JepyKaBHI KOIITH IS 3a0€3MeUeHHS
nauieHtiB 31 CMA 1 tuny. Pucounnam — enunuid JI3 npotu CMA, sikum MO>XHa
JiKyBaTucsa amOynaTtopHo (nmepopaibHa popma). [lependaueno 6e3omnnaTHe HaTaHHS
JI3 nns mamientiB 31 CMA 1 tumy, siKi BIJATIOBIIAIOTH KPUTEPISM BKJIFOYCHHS J10
nporpamMu (BiK, THUI XBOpoOM TOIIO), y T.4. 3a pe3ylbTaTaMd MpOrpamu
PO3LIMPEHOI0 HEOHATAIBHOTO CKPUHIHTY.
[TIKMY «Jlesiki muTaHHs 3aKymiBIl JIKApChKUX 3ac001B, MEIUYHUX BUPOOIB
Ta JOMOMDKHUX 3ac00iB 10 HUX» Bix 7.03.2022 p. Ne 216 (pen. Bimg 07.02.2023 p.)
3aTBEPIKEHO:
- mnepenik JI3, MB Ta momomixHuX 3aco0iB, 110 3aKyMOBYIOThCS Ha BUKOHAHHS
mporpam 1 3A1iCHEHHS IIeHTpali30BaHuX 3axo/iB O3;
- mnepemik JI3 Ta MB, 10 3aKynoByrOThCS Ha MiACTaBl yroJ MOAO0 3aKyMiBil 13
CrHeliaigi3oBaHUMM OpraHizamisiMa  (3okpema, JI3 st xBopux y J0- Ta
nicisionepamiianii nepiof 3 TpancrianTaiii - 21 JI3 3a 11 MHH);

- nepemnik JI3, mo 3akynoByroThes 3a 1K/ (11 nalimenysans JI3 3a 10 MHH).

JixapcheKi 3acodn MeanuHi BHPOOH
* OHKOJIOTTUHI, OHKOIeMaTOJIOT1UHI *OyILO3HHA emifepmoniz — 20;
3axBoproBanast — 101 JI3 3a 79 MHH: simiomaTHTHA ciMeiiHa OHCTOHIA. CIIACTHIHA
*XpOH. MieToi/IHHA Jefiko3 — 7 JI3 3a 4 MHH: KPHBOINHSL, /TIONAaTHYHA POTO-JIHIILOBA
* OHKOIIOTTYHI, OHKOTeMaTOJIOTIdHI 3aXBOPI0- JHCTOHIA — 2;
BaHHA (AiTH). TPOBeIeHHS TPAHCILTAHTAITIT *OHKONOTiUHi TA OHKOTeMAaTOIOTiuHi
TeMONOETHIHHX CTOBOYPOBHX KITHH (iTH. 3aXBOPIOBAHHA (OiTH) — 25
Jopocni)— 112 JI3 3a 79 MHH; *CKpHHIHET Ha @KV . BpOKeHH Il
sremodimist THITY A 1 B. xBopoba BinneOGpanaa: TIMOTHPeO3, MYKOBICITHIO3 Ta
aiTH — 22 JI3 3a 12 MHH; mopocmi— 24 JI3 3a aJpeHOTeHITATLHUH CHHIPOM (PeakTHBH) —
10 MHH 7 mo3HIiH

*MyKOBRicHIoz — 5 JI3 2a 3 MHH;
*pezncTeHTHa (hopma FOPA — 8 JI3 2a 4 MHH;
*IIepRHHHI (BpoM:xeHi) iMyHOmedinuTH — 21 JI3

3a 13 MHH:
*opdaHHI MeTalOIIUHI 3aXBOPIOBAHHA — 16 JI3
3a 13 MHH;
*HaHI3M Pi3HOTO MOXO/KeHHs (JiTH) — 2 JI3 3a 1
MHH

Puc. 1. ITepenik JI3, MB, 1110 3akynoByOThCS LIEHTPATI30BAHO
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BucHoBkH

B ymoBax Bkpaii oOMexxeHoro Oropkery O3 BUXOJOM 13 CHTyaIlli I10J0

3a0e3nedeHHs JOCTYMHOCTI iHHOBamiitHuX MT nis nikyBaHHs opdaHHUX TAlli€HTIB

MOXyTh OyTu BrpoBajpkeHHs cuctemMu OMT nis BusHaueHHs HomeHkiIatypu JI3

Ul TyOIuHUX 3akymiBenb Ta ykiaaganusa JIK]I (Tak 3BaHuUX AOTOBOPIB PO3MOLITY

PU3BHKIB), IKI BUKOPUCTOBYIOTHCS B OUTBIIIOCTI KpaiH cBiTY. OCHOBHUMH HampsiMaMu

MiBUIICHHA €EKTUBHOCTI Ta IOCTYIHOCTI (papMalleBTUYHOI TOTIOMOTH XBOPUM Ha

PIIKICHI 3aXBOPIOBAHHS €:

BIPOBA/IPKCHHS PEECTPY TMAIIIEHTIB,

30ip cTatucTU4HOI 1H(pOpMaLii MPO YACTOTy Ta CHEKTP PIAKICHUX
3aXBOPIOBAaHb B YKpaiHi;

3abe3neueHdss goctyny 10 MT 3 mnpodinakTuku, JarHOCTHKH,
JIKyBaHHS Ta peabumiTamii Mami€eHTiB 3 piAKICHUMHU (OophaHHUMHN)
3aXBOPIOBAHHSIMU;, PO3POOJIEHHS HOPMATUBHO-NPABOBUX AakKTIB Ta
ajamnTalis 3aKOHOJaBCTBa YKpaiHW A0 1moTped HagaHHa MJ]
(IpOTOKOIU JIKYBaHHS, KJIIHIYHI HACTAHOBH);

BIIPOBAHKCHHS €(PEKTUBHUX METOJIB PAHHBOI JIarHOCTUKU PIJAKICHUX
3aXBOPIOBAaHb (CKPUHIHT);

BIipoBaKeHHs edexkTuBHUX MT nikyBaHHs Ta pealOimiTallii MaiieHTIB
JUISl 3HVDKEHHS PiBHSI 1HBAJIIIHOCTI i CMEPTHOCTI,

MiAroToBKa KBamidikoBaHWX (haxiBIiB 3 JTIarHOCTUKU Ta JIKyBaHHS
PIIKICHHX 3aXBOPIOBaHb, MABUIIICHHS 1HGOPMOBAHOCTI JIIKAPIB PI3HUX
CHEeN1aJbHOCTEH 1 Malll€HTIB PO PIJIKICHI 3aXBOPIOBAHHS;
CTUMYJIIOBAaHHS  HAYKOBUX  JOCHIDKEHb Yy  cdepl  piIKICHUX
3aXBOPIOBAHb;

CTBOPEHHsI HEOOX1JIHOT 1HQpacTpyKTypu (Mepexa pedepeHC-UEHTPIB),
o 3abe3nevyyBaTuMe YiTKYy CKOOPIMHOBAHY pOOOTY YCiX CKIIaJIOBUX

cucteMu O3; PO3BUTOK HALIOHAIBHOI 1 MI>KHAPOJHOI CIIBOpALl B
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ramy3i  TOpo(iIaKTUKW, IarHOCTUKU Ta JIKYBaHHS  PIIKICHHX
3aXBOPIOBAHb;
- PO3BHUTOK CUCTEMHU JACP)KABHO-IIPUBATHOTO NAPTHEPCTBA, TPOMAJICEKOTO

KoHTpoJto B O3, B3aeMo/1ist 3 MPoQiIbHUMU acoIliallisiMU MaIll€HTIB.
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Summary. An analysis of regulatory and legal regulation and problems of
providing patients with rare diseases with the necessary medicines, medical products, and
special medical nutrition products in Ukraine was conducted. The priority directions for
increasing the availability of pharmaceutical care for patients suffering from rare (orphan)
diseases have been determined.
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