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AHOTALIIA

KBamigikarmiitna pobota mnpucBsYeHa aHaIi3y Cy4YaCHUX MIAXOAIB IOAO
MIJBUIICHHS  JIOCTYMHOCTI  JIKYBaHHA IS  TAIllEHTIB 3  PIAKICHUMH
3axBoproBaHHAMU. PoOoTa BukiazeHa Ha 44 cTOpiHKAaX JIPYKOBAHOTO TEKCTY 1
CKJIQIa€ThCS 13 BCTYIy, TPhOX pO3AUIIB, BHCHOBKIB, CIUCKY BHUKOPHCTAHUX
JoKepen, goaatkiB. Po6oTa umoctpoBaHa 3 pucyHKamu 1 11 TaOGnuissMu, MiCTUTH
49 mxepen JiTepaTypH.

KuarouoBi caoBa: oocmynnicme, piokicHi (opghanmui) 3axeoprosamnHs,
Gdapmayesmuune 3abe3neuenHs, op@anHi TIKApcoKi 3acodu, HayiOHAIbHUL NaaH/

cmpamezis.

ANNOTATION
The qualification work is devoted to the analysis of modern approaches to
increasing the availability of treatment for patients with rare diseases. The work is
presented on 44 pages of printed text and consists of an introduction, three
sections, conclusions, and a list of references, appendix. The work is illustrated
with 3 figures and 11 tables and contains 49 sources of scientific literature.
Key words: rare (orphan) diseases, pharmaceutical supply, orphan drugs,

national plan/strategy.
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ITEPEJIIK YMOBHHUX ITO3HAYEHb

BOQO3 — BcecBiTHs opraHizaiiis 0XOpOHH 370POB’s
€C — €pornericbkuii Coro3

KJI — kaiHI9HI JOCTIIKSHHS

KMY — Ka6inetr MinictpiB Ykpainu

JI3 — nikapchkuii 3acid

MKX — MixHapoHa CTaTUCTUYHA KBaJTi(hiKaIlis XBOpoo
MHH — mixHapoHe HenaTeHTOBaHE HaliMEHYBaHHS
MO3 — MiHICTEpCTBO OXOPOHU 3/I0POB’ s

MT — MeauyHa TEXHOJIOTIS

O3 — oxopoHa 310poB’s

OMT - omiHKa MEIUYHUX TEXHOIOIH

P3 — piakicHi 3aXBOpIOBaHHS

EMA — €Bponeiicbka areHuis 3 JIIKapCbKUX 3ac001B
ICER — iHKpeMeHTaIbHHI MOKA3HUK €(PEeKTUBHOCTI

RDs— piakicHi 3aXBOpIOBaHHS



BCTYII
AkTyajabHicTh TemMu. Ha riobansHOMY piBHI PiIKICHUM 3aXBOPIOBAHHSIM
(P3) Hamaerbcs ocoOimBa yBara, 10 OOYMOBJIGHO 3HAUYHUMM HACTIIKAMHU IS
MaIi€eHTIB, IXHIX AomorocnogapcTB Ta cuctemu O3 B minomy. na Ykpaina us
npobjieMa TocTajga JOCTaTHbO TOCTPO Y 3B’SI3Ky 3 HEOOXIJHICTIO MepeOya0BU
cucteMu (HIHAHCYBaHHsSI HAJlaHHA MEIUYHOI JOMOMOrd Ta ¢apMaleBTUYHOTO
3a0e3MeYeHHs] HaceleHHS 3a YMOB BIJICYTHOCTI  3araibHOOOOB’SI3KOBOTO
MEJIMYHOTO COIlIAJIbHOrO cTpaxyBaHHSA. Tak, y XapKiBCbKOMY peErioHi y
MDKOOJIACHOMY MEIUKO-TEHETUYHOMY IIEHTP1 mepeOyBaloTh Ha TUCIAHCEPHOMY
o0miky Omm3pko 2 000 opdamrmx xBopux. ToOTO KOXHE KOHKPETHE Take
3aXBOPIOBAHHS € PIAKICHUM, ajie B IJIOMY Op(aHHUX XBOPUX JOCTATHHO Oarato 1
BCl BOHHU MOTPeOYIOTh IHAMBIAYAJIBHOIO  MIAXOAY, LIJIOTO  KOMILIEKCY
OprasizaiiifHo-TIpaBoBUX 3axo/1iB 1 epexTuBHUX MT.
Bce Bkazane BuIlle MIATBEPIKYE AKTYaJbHICTb JIOCHI)KEHHS OCHOBHUX
npoOJieM Ta NUIAXIB MIJBUILECHHS JOCTYIY Ta A0cTynHOCTI JI3 mist 3a0e3nedyeHHs
HAJIEKHOTO JIIKYBaHHS.
MeTo10 poOOTH € NOCTIKEHHS MIAXOAIB II00 MiJBUIIECHHS JOCTYITHOCTI
JIKYBaHHS JIJIs TIALIEHTIB 3 P1IKICHUMH 3aXBOPIOBAHHIMU.
3aBIaHHSA TOCIIKEHHS

— aHali3 Cy4acHUX MiJIXO0/IB A0 OpraHi3amii JIarHOCTUKH Ta JIIKYBaHHS PIIKICHUX
3aXBOPIOBAHb

— JOCHIDKEHHS IUIAXIB 3a0€3Me4eHHs] TOCTyMy 1 AocTynHocTi opdanHux JI3 y
PI3HUX KpaiHax CBITY;

— aHaI3 eniaeMIONOTIYHUX MOKa3HUKIB MYKOBICIIUI03Y;

— TpOBeleHHs OUIHKM JI3 A1 JiKyBaHHS MYKOBICHIUIO03Y;

— BHMBYCHHS OpraHi3amiiHUX acIleKTIB HAJaHHS JOMOMOTH OpdaHHHM MaIll€HTaM
y kpainax €C 1 CIIA;

— TOPIBHSHHSA IIH 1 JoCcTynHOCTI opdanHux JI3 y pi3HHX KpaiHax.

O006’eKTH A0CTITKEHHS: HAYKOBI CTaTTi, HOPMAaTHUBHI aKTH, JIaH1 JeP>KaBHOI

CTAaTUCTUKH, €I1IEeMIOJIOT1YHI TOKa3HUKH, pecypcu Orphanet.
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IIpeaMer nociiazkeHb — OpTraHi3alliiHO-EKOHOMIYHI acleKTH 3a0e3MeYeHHSI
JOCTYITHOCTI (papMareBTUYHOI TOMTOMOTH TMAIIEHTaM, 110 CTPAXIAIOTh Ha PiAKICHI
3aXBOPIOBAHHS.

MeTtoau pociaigxkenn. /s JOCSITHEHHS METH B poOOTI OyJIM BUKOPHUCTAHI:
aHajl3, CMHTE3, ICTOPUYHUM, JIOTTYHUH, TpadiuyHUNi, MATEMaTUKO-CTAaTUCTUYHUN
METOJIM, CHCTEMHUH I1IXI1]I.

Anpofania pe3yJbTaTriB  JocaigkeHHst 1 myOuaikamii. Pesynbratu
MPOBEJICHUX JIOCIIKEHb IPEJCTaBIICHI Ha HAayKOBO-MPAKTUYHIA KOH(eEepeHIi 3
MDKHApOIHOIO YYacTIO, MPUCBAYEHINH 25-piudro (hapManeBTHUHOTO (aKyIbTeTy
HarionansHOro Meamuroro yHiBepcutery iMeHi O. O. boromombit (19-20 rpy.
2023 p. m. KuiB).

OnyOniKOBaHO T€3H JOMOBIIEH:

Hazapkina B. M., Cninosa H. A., Pomanoga I. C. Cy4acH1 miaxoau om0
MIJBUIICHHS  JIOCTYMHOCTI  JIKyBaHHA IS  TAIllEHTIB 3  PIAKICHUMH
3axBOpIOBaHHAMHU. DapManieBTUYHA OCBiTa, HaAyKa Ta MPAaKTHKA: CTaH, MPoOJIeMH,
NEPCHEKTUBH PO3BUTKY : Marepiaid HayK.-MpakT. KOHE. 3 MIXKHaAp. YYacTio,
npucBsiueHoi  25-piyuro  ¢apmanest. ¢-ty Ham.  wmen.  yH-Ty  iMeHi
O. O. boromomnbusg, 19-20 rpya. 2023 p. m. KuiB / Ham. men. yH-T imeHi
O. O. boromounbrs, ®apmarnent. ¢-T; ykiaa. Ta Bigm. 3a Bum.: 1. J[. Pesa,
I. A. Koctrok. Kuig, 2023. C. 292-294,

Crpykrypa Ta o0car kpaJjidikaniiHoi podoru. Pobora ckimamaerbes 31
BCTYIly, TPhOX PO3AUTIB, BUCHOBKIB, CIHCKY BHUKOPHUCTAHMX JDKEpeN, TOAATKIB 1

MicTuTh 44 cropinku, 11 Tabnuie Ta 3 pUCYHKH.



PO3JLT 1
PIIKICHI (OP®AHHI) 3AXBOPIOBAHHS SIK CYUYACHA
MEJNKO-COLIIAJTbHA TIPOBJEMA

1.1 Cyuachi nigxoau 10 opraizauii 1iarHOCTUKY Ta JiKyBaHHA

PiAKICHUX 3aXBOPIOBAHb

BinmoBigHo 10 BU3HaueHHs €BpPOMEMCHKOTO 3aKOHOJABCTBA JO PIAKICHUX
3axBoproBaHb (aHr. rare diseases — RDS), siki Takox Ha3HBarOTh OpaHHUMHU (Bi
aHrj. «0rphan» — cupoTta) BiTHOCATHCS 3aXBOPIOBAHHS, SIKI TPAILUISIOTHCA Yy 5 a00
MeHIe BUmanakiB Ha 10 tucsy HacenenHs [15]. Ilpu mpomy AeskuMH KpaiHaMu
3aCTOCOBYIOTBCS TaKOX JI0JaTKOB1 Kpurtepii. HamionansHa cioyx6a OXOpoHHU
3n0poB’ss Bennkoopuranii NHS 1o opdanHuX BIAHOCUTH XBOPOOH, SIK1 BUSBISIOTH
y meHm HiDK 500 rpomansH Ha pik. Y TypeuduHi A0 PIAKICHHX BIJIHOCSTH
3aXBOPIOBAHHS, SKIIO BOHU BpaxkaroTh 1 ocoOy 3i 100 tucsy [17], ue y 50 pasis
MeHIIe, Hix B €Bpomni. Y Hinepnannax meit mopir cranosuts 1 @ 150 000 [19].

Ax cBigunTh aHam3, P3 duclIeHHI, reTepOTreHHI 3a CBOEK IPHUPOJIOI0 1
reorpadiuHo po3pizHeHi. HebGaratboM 13 HMX MO’KHA 3amoOirTH, OUIBLIICTH €
HEBWJIIKOBHUMH, XPOHIYHUMH, MPHU3BOJATH 10 1HBAJIITHOCTI Ta PAaHHbOI CMEPTI.
[IpobGnemu, moB’si3aHi 3 HHU3bKOW TmommpeHicTio P3: Opak 3HaHb 1 AediuuT
JOCBIAY, a TaKOX iX XpPOHIYHHUM, JAEreHEepaTUBHUM 1 HEOE3MEeUHUW s KUTTA
XapakTep NpU3BENIU 0 TOTO, 1110 P3 cTanu npiopuTeToM rpoMaJicbKOro 310poB’sl B
€Bpori.

Cnin 3ayBakutH, 1m0 B Mexkax €C 3akoHOAaBcTBO 1040 P3 Ta opdanHmX
JI3 rapMoOHI30BaHO, Pa3oM 3 THUM, B MeEXax KOXXHOi KpaiHU BCTaHOBIIOIOTHCA
BJIACHI YMOBH I1IOJI0 BIIIIKOYBaHHS Ta I[IHOYTBOpPEHHs Takux JI3.

B Vkpaini 3arBepmxeno 275 P3 [10]. HaiiGinbin moOmmMpeHUMH 3 HHUX €:
deninkeTonypis, xBopoba [ orre, rinmodizapHuil HaHI3M, MyKOBICIIHI03, TeMO] 1T,
BpPO/DKEH1 KOaryJornarii, OHKOJIOTIY4HI Ta OHKOIe€MaTOJIOTIYHI 3aXBOPIOBAHHS,

MyKoOIoJlicaxapu103, XBopoba ®adpi, romormctunypis [2].



8

3a maHMMH MEIUKO-TEHETUYHOTO LEHTPY B M. XapKOBI 3apeecTpoBaHi 1
nepeOyBaroTh Ha JAHMCIIAHCEPHOMY OOMIKy XBopi 3 pisHUMH P3: HailOinbiie
HaIi€eHTIB 3 rinepromouucteinemiero (749, 3 uux 640 — niTH), MITOXOHAPIATBHOIO
muchynkiiero (411, y T.u. 382 autuHM), mopymeHHs 00Miny aminokucioT (137, 3
Hux 108 miteit), deninkeronypis (107, 3 HUX 67 miTeil), HEAOCTATHICTH BiITaMIHIB
rpyniu B (59, 3 mux 38 miteit), mykoBicuuno3 (71, 3 Hux 45 nmiTeit), CUHIPOM
[Iepemencrkoro-Tepuepa (40, 3 Hux 32 nutuaM), TomonuctTurypist (11, 3 HEX 6
niteit), cuaapom Mapdana (18, 3 uux 8 miteit) [15].

{00 BUSABUTH pU3UKK PO3BUTKY P3 3 mepmmx AHIB KUTTSA, B YKpaiHi
HOBOHAPOJ/)KEHUM TMPOBOJIATh HEOHATATLHUM CKPUHIHT, SIKUM € HAWTOYHIIIUM Ha
CHOTOAHINIHIN J€Hb METOJOM paHHbOI JIarHOCTUKU TEHETUYHO 3YMOBIIEHUX
NaTOoJIOT1H, 3 JOMOMOro siKkoro BusBIAIOTH 21 P3, 30kpema Taki XBopoOwu, sK
MYKOBICIIH103, (DEHIITKETOHYPIsl, TIMOTUPEO3 Ta aJAPEHOTCHITAIBHUM CUHIPOM, SIKI
3IaTHI CEPUO3HO BIUIMHYTH Ha PO3YMOBHA 1 (HI3UYHHI PO3BUTOK JIITEH.
CknagHICTh PAaHHBOTO J1arHOCTyBaHHS P3 monsirae B TOMy, MO0 Y KOXHOTO
MaIl€EHTAa CUMIITOMHU MOKYTh IIPOSBIISITUCS MO-PI3HOMY.

[Tamient 3 P3 motpebye yBarm 1 peabumirTaiii 3 y4acTiO BEJIMKOrO KOJa
daxiBuiB. 3abe3nedyeHHs] JOCTYMYy JO CBOEYACHOTO, €(EKTHBHOTO, TOBIYHOTO
mikyBanHs P3 3amexuTh BiJ B3aeMOll Jiep)KaBH, CYCHIIbCTBA, (axiBIiB 1
HaCEJICHHSI.

Jlo HaWOinbII pPIAKICHUX, 3TiAHO 3 JaHuMu Mepexi Opdaner, MOXHA
BIJIHECTH HACTYIHI 3aXBOPIOBAHHS

CunapoMm aBTOOpOBapHi (aHrii. auto-brewery syndrome — ABS), a0o
cuaapom ¢epmenTamii kumkiBauka (GFS) — piakicHuit MeaudHuii cTaH, MpU
SAKOMY JIOCTaTHSI JUIsl CIUSIHIHHS KUJIBKICTh €TaHOIY BHUPOOJSETHCA IUISIXOM
EHJOTEHHOTO OpOMIIHHS BCEpeIWHI TPaBHOI CUCTEMHU. 30YJHUKOM IbOTO CTaHy
BU3HA4YeHO Saccharomyces cerevisiae, Tum ApLKIKIB. JIOCTIIKEHHS TaKOX
nokasanu, o 6akrepii Klebsiella pneumoniae M0oxxyTh aHanoriyHo pepMeHTyBaTH
BYTJIEBOJM O AJKOTOJI0 B KHIIEYHUKY, IO MOXE MPUCKOPUTH HEATKOTOJIbHE

KUPHE 3aXBOPIOBaHHS NeviHkU. Llel cMHApOM MOX€ BUHUKHYTH Yy MAlI€HTIB 13
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CHUHIPOMOM KOPOTKOI KHIIKM TICHS XIPYpPriuHOi pe3eKiii uepe3 OpomiHHS
HEBCMOKTaHUX BYIJIEBOJAIB OCHOBHI CUMIOTOMH: BIAPWKKA, CHHAPOM XPOHIYHOT
BTOMHM, 3allaMOPOYEHHS, AE30pIEHTALlisl, MOXMUUISI Ta CHUHAPOM IOAPA3HEHOTO
KUIIICYHUKA.

AKBareHHa KpONHWB’SHKa — piaKicHa ¢opma KpOIUB'SSHKH, TIPH SKIH
MOYEPBOHIHHS IIKIPH, MMyXUP1 1 CBEPO1K PO3BUBAIOTHCS IMICIISI KOHTAKTY 3 BOJOKO —
MOPCBHKOIO, PIYKOBOIO, BOJOIPOBITHOIO, HABITH 3 CIbO3aMH, CIMHOIO, MOoToM. Lle
P3 Tako Ha3uBaIOTh «aJEPri€ro Ha BOJY», XOUa BOHA HE € ICTUHHOIO aJIepri€lo.

Cungpom Amicu B kpaini uyygec (anri. Alice in Wonderland syndrome;
AIWS), Bigomuii Takox sik cuHApoM Toana — e po3naj COpUHHSATTS PO3MIpIB.
[TposiBNIsi€THCS B MOPYILIEHOMY Bi3yaJIbHOMY CIIPUHHSTTI JIFOJAWHOIO CBOTO Tij1a abo
OKpeMHX il YaCTHUH, MOPYUIEHHI «CXeMH TuIa». HacTo CHHAPOM BUKIHUKAETHCS
TOJIOBHMM 00JIeM — MITPEHHIO, eIUIeNCcielo, eHIedaliToM, OpraHigyHOIO
NATOJIOTIEID TOJIOBHOTO MO3KY, MyXJIMHaMU TOJIOBHOTO MO3Ky. IloB’A3yr0Th 1 3
1H(EKIIHHUM MOHOHYKJIE030M, 1 BipycoM Enmreitna-bapp.

CunapoM kam’sHOI JIOAMHM (ITpOrpecHBHA KicTKoBa (iOporutasis) — 1e
TCeHETUYHUIA CTaH, MPHU SIKOMY M’SI3W Ta CIOJyYHA TKAaHWHA PETEHEPYETHCS SK
KICTKOBa TKaHWHA y BIJIMOBIIb Ha TOIIKOMKCHHS, BUKIHWKAIOUNW 3HEJBHIKCHHSI.
[e#t cunapom oOymosiienuit mytariieto B reHi ACVRI, gxuii KOHTpOIIOE piCT
KJIITHH 1 npomidepartito M’s31B 1 COIY4YHOI TKaHUHHU. Hapa3i JiKyBaHHS HE ICHYE,
XIpypriuHe BHIaJICHHS 3aiBO1 KICTKH HABMAaKU MMPOBOKYE PO3POCTAHHS KICTOK.

Cunnpom Ilpotes — cTaH, Npu SKOMY pi3HI TUIU TKaHUH (KICTKH, ILIKIpa,
TKaHUHU OpPraHiB YW apTepiil) MOYMHAIOTHh HempomnopiiiiHo poctu. Llei cunapom
Ma€ TeHETUYHI MPUYMHHU, X04Ya HE YCHaJKOBYEThCS reHeTHuyHo. Lle BinOyBaeThCs
yepe3 mytaiii B redi AKT1, sika BigOyBaeTbcsi BAAAKOBO B yTpoO1 Matepi.

[IporpecuBHa minoxaictpodis — y MAIEHTIB 30BHINIHIA BUTJSA] Habararo
CTapumMii iX BiKy uepe3, HI0 MOKe OyTH BHACIIJOK T€HETUYHOI MyTalli Ta
npuitHaTTs JI3, yepe3 siki B opraHi3mi NOPYIIYIOTbCS ayTOIMyHHI MEXaHI3MH, B
PE3yNbTATI YOTO JIOAMHA BTpayda€ MiINIKIPHUH KHP, a MIKIpa CTa€ 3MOPIIKYBATOIO

Jlisi mopanblIoro a”anizy HaMu Oyio oOpaHo Mykosiciuao3 (MB) —
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CUCTEMHE CITaJIKOBE 3aXBOPIOBaHHS, 00YMOBJIEHE MYTAIlI€l0 T€Ha, 1[0 TPU3BOIUTH
70 TIOPYIICHHS CTPYKTYypU 1 (PYHKIIi CHHTE30BaHOTO OiIKa, B pe3yjbTaTi 4OTO
CEKpeT, IO BUAUISETHCS [HUMHU 3aJ03aMH, CTa€ HAJAMIPHO TYCTHUM 1 B’S3KUM.
XapakTepu3yeThCs  YPOKECHHSIM  3aJl03  30BHINIHBOI  CEKpeIii, BaXKUMHU

MOPYIISHHAMHU (DYHKITIH OpraHiB JUXaHHS 1 UTYHKOBO-KHIITKOBOTO TPAKTY.

1.2 IIpo6emMu 1ocTynHOCTi opdaHHUX NpenapaTiB

HocmipkenHss €BpoINecbkol  opraHizaimii 3 pIAKICHUX 3aXBOPIOBAHb
EURORDIS cBinuuth, 1110 4BepTh OpPaHHUX MAIIEHTIB HE OTPUMYIOTH JIKYBaHHS
yepe3 BiAcyTHICTb JI3 y ixH1 KpaiHi (y CBITI LIed NOKa3HUK CTaHOBUTH 7%), a AJid
15% manieHTiB JIKyBaHHS € HEIOCTYITHUM 3a IiHO0 (y cBiTi — 6 %) [20].

VY 6inbiiocTi kpain Oyio BBeACHO MEBHI MpaBuia o0 opbanuux JI3 mis
CHPHSIHHS TOCHIIKEHHAM 1 po3poOkaM Takux MT. JI3 oTpumye cratyc «cupotmy,
SKIIO BIH TMPU3HAYEHUW IS JIarHOCTUKH, NPOQGIIAKTUKKH abo JKyBaHHS
He0e3MeyHOro ab0 XpOHIYHOTO Ta BUCHAXIMBOTO CTaHY, SIKUWA 3yCTPIYAETHCS Y D
oci6 3 10 000. bauzbko 30 muH oci® €Bpornu ctpaxknatorh Ha P3. Jo3Bin Ha
Mapketur opdannux JI3 Hamaerbcss EMA, miHOyTBOpeHHS Ta peimOypcartis
PETYIIOI0THCS BIAMOBIHO 10 HAI[IOHAJIBHOTO 3aKOHOJIABCTBA JiepkaB-uiieHiB €C.

3aBAsKA CTUMyJIaM Ta TpedepeHiisiv, M0 HaIalThCs HAIIOHATLHUMU
areHTCTBaMH, TaKUM SK EKCKJIIO3MBHICTh PHHKY, IIEHTpali3oBaHa MPOIEIypa,
3HM)KEHHSI TTOAATKIB Ta MUT OyJIO 3aTBEPKEHO KIJIbKa COTeHb piakicHux JI3. Ane
JesiKl aKTHBHI (papMarieBTUYHI 1HTPEIIEHTH, SIKI BUKOPUCTOBYIOThCS B 1ux JI3, €
YACTUHOIO YCTaJICHO! MpakTuku. OTXe, MEXaHi3MHU 3aXHCTy PUHKY, Taki K MpaBa
IHTEJIEKTYaIbHOI BJIACHOCTI, Y I[bOMY BUIIAJKy HE BUITPAB/IAHI.

Hapaszi EMA 3apeectpoBano monan 200 opdanuux JI3. Biakputts Ta
pO3po0Ka IHHOBALIMHUX «HOBUX MOJIEKYJSIPHUX CIIOJIYK» — HaWMEHII MOIIUPEHUM
nuisx. Haituacrime icHyroui JI3 mepenpodinioioThes, MO TITHE 3a COOO0I0

3HM)KEHHSI BUTPAT Ha JOCHIHKEHHS 1 pO3pOOKHM, Yy TOM yac SK KOoMmMaHii, sK 1



11
paHilie, MOXYTb OTPUMYBAaTH BUTOAY BIJ TpaB IHTENEKTYyaJlbHOI BIIACHOCTI.
Hapazi OumbmmicTe KpaiH, YCBIIOMIJIIOIOUM  B@XKIMBICTH IIi€l  mpoOJemu,
NEeperisgaTh MPUHIUIN 3a0e3MeueHHs Op(paHHUX TMAIE€HTIB, PYyXalOUHUCh Y
HAnpsSIMKy BIAKpUTOI Hayku Ta OO ’€IHaHHSA 3ycuib y cdepi NpPOBEACHHS
ckanyBaHHs Topu3oHTY, OMT Tomo. OOMIH JaHMMH Ha paHHIX eTanax Mpolecy
BiAKpUTTA JI3 3MeHIMTH JyOJIFOBaHHS  JIOCHIDKEHb Ta  IHBECTHINM 1
cTuMmynoBatuMe 1HHOBamii. Komu Oynu BCTaHOBJEHI mMepIIl MpaBuja MO0
pinkicaux JI3, mepeBaxHO Malll Ta CEpellHI MIAMPUEMCTBA CTBOPIOBAIU PUHOK
pinkicaux JI3 (manpukian, «Acteliony, «BioMariny, «Genzymey, «Shirey,
«S0Bi»), aje chOroJHI IPOBIHY POJIb Y IBOMY BiirParOTh BEIWKI (papMKOMIIaHii
(«Bayer», «Glaxosmithkline», «Novartis», «Pfizer», «Sanofi»).

[cHyrOTh Takox MeToau JiKyBaHHS P3 3 BUKOpPUCTaHHSM IHIIUX, IaBHO
BIJIOMUX PEUOBUH. Y JESIKUX BHIAJKaX JIKAPHSIHI alTeKu nepenpodiitoTs ado
3MIHIOIOTH perenTypy icHyrounx JI3 Ta BiAIyCKalOTh iX HE 3a MPU3HAUYCHHIM. Psij
CIOJIYK BHMKOPHCTOBYBABCS KOMMAHISIMHU JUIsl OTpuMaHHs JineH3ii EMA, tum
CaMUM TIEPETBOPUBIIN BIJHOCHO JICIIEBE 1 3arajibHOJIOCTYIHE JIKyBaHHS Ha
JOPOTHI KOMEPLIMHUI MPOAYKT, TPOCTO 3apEECTPYBABILIU HOTo sIK oppanHuit JI3
(bycunsBeke, XeHoaezokcuxojieBa kucinora, dDipparnce, fIOpBesa, Konnoam,
Jlenara, Hamyckna, Opdakomn, Ileaea, Ileitona, Cikioc, Tpicenoke, Bepkasia,
Binp3in). Xoua HOBi JI3 MarTh JAEMOHCTpPYBaTH 3HauyHI NEpeBaru MOPIBHSHO 3
ICHYIOYMMHU, TIOPIBHSHHSA 31 ckianoBumu JI3 He nmpoBoasThes. L{sg mpobiema nodpe
BIJIOMA, 1 ICHYIOTh MOCHIIPKEHHS, y SIKMX BapTICTh BUTOTOBJIEHHS pPELENTypU
MOPIBHIOETHCA 13 3aKyIIBEJIBHOIO 11HOK 3apeecTpoBanux opdannux JI3. Komu
nemieBini  anbrepHaTuBHI JI3 Bce 1mie icHywOTh, geski kpainu (benbris)
BIJIMOBJISIFOTHCSl BIIIIKOJOBYBATH MaiieHTaM Jopoxkuuid JI3. B iHmmx kpainax
(®panmis, HiMeyunna) BimmkomoByroThes Bci JI3. B 000x Bumaakax cuTyartis
Hee(DEeKTUBHA 3 MOTJISI Ty BUTpAT.

VY 1abn. 1.1 HaBeIeHO CIIUCOK 1HTPEIIEHTIB, K1 TPAIUIINHO HE BBAXKAIOTHCS
JI3, a BUKOPHCTOBYIOTHCS SIK Xap4oBi T00aBKH a00 TOPMOHH 1 K1 CTaJIM JOPOTUMHU

Gb1pMOBUMU MTPOJYKTAMHU B pe3yibTaTi npoueaypu peectpanii B EMA.
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Tabmmg 1.1
[HrpenienTH, 110 BUKOPUCTOBYIOTHCSA /IS MPO(IIAKTUKH, JIarHOCTUKY Ta JiKyBaHHS P3
IHrpepgieHT HasBa /13 PigKicHe 3axBOoproBaHHA JeHHa po3a Mpenapart JDokasu MapkeTtuHr | Xapuosa
pobaBka

Mannitol Bronchitol Cystic Fibrosis 800 mg 1957 1978 2012 *
Betaine Cystadane Homocystinuria 6,000 mg 1957 1981 2007 *
Cholic acid Kalbarm Primary Bile acid deficiency 500 mg 1939 1930 2010 *
Cholic acid Orphacol Primary Bile acid deficiency 500 mg 1939 1990 2010 *
Zinc (Sulphate) Wilzin Wilson's Disease 150 mg 1912 1992 2004 —
EBromelain MNexobrid Burn debridement Ad Libitum 1961 2010 2012 -
L-Camitine LevoCarnil Congenital Urea cycle disorder 2,000 mg 1952 1997 2013 -
Folic acid Folavit Prevention Spina Bifida 4 mg 1947 1981 1997 *
Biotin Biotine Agylcoen A dehydrogen deficiency — 1976 — NA i
Cannabidiol Epidyolex Lennox Gastaux Syndrome - 1964 2013 2019 -
Ribaoflavin Riboflavine Acylcoen A dehydrogen deficiency — 1935 2003 MA *
pThyroid Horm MNatpar Hypoparathyroidism 0.1 mg - 1950 2017

L-Citrulline N A CPS and OCT-deficiency 100 mg'kg 1938 — NA —
Creatine NA GAMT-deficiency - 1868 2002 MA, -
L-Cysteine N A - - 1926 — MA *
D-Mannose NA Congenital Deficiency Glycosilation 600 mg/kg 1941 1997 MA -
D-Ribose N A AMP-deaminase deficiency — 1809 1981 MNA —
Glycine NA Diagnostic 100 mgrkg 1924 - MA, .
Uridine NA Pyrimidine pathway deficiency — 1931 — MA —
Beta-carctene NA Erythropoethische Protoporfyria 300 mg 1950 1980 MA, *
Coenzyme Q 10 N A Mitochondrial defects — 1979 — MA —
L-Arginine NA Congenital Urea cycle disorder - 1943 1969 MA, -
Magnesium salts MNA Gitelman syndrome — NA 2008 MA —
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[TepenpodinboBani abo mepeno3uiiioHoBaHi JI3 TakoX BHKOPHUCTOBYIOTHCS
it JikyBanHs P3 (3acTocyBaHHS 3a HOBHM IOKazaHHsM). 3 Tabmuii OyIo
BUKJIIOYCHO TIEPENO3UI[IOHOBAHI  IHTPEAIEHTH, OCKIIBKM BOHU  CIOYATKY
MpU3HAYAIKUCS JUII  MEIWYHOTO 3aCTOCYBAaHHSI TICIS BEIMKUX — KITIHIYHHX
JOCIIJIKEHb 1 OTpUMAaJId JIpyre XUTTSA TUIbku mnpu P3. YBary 3ocepenuiu Ha
«HEMEIUYHUX» IHTPEAIEHTaX, WI0 BUKOPUCTOBYIOThCS Mg MNPOIIAKTUKH,
JMIarHOCTUKU Ta JikyBaHHsS P3, ski Oynu Bigkputi 0OaraTo pOKIB TOMY
(«mpemapary»), OTpUMalM AOBEACHY KJIHIYHY KOPUCTh Ha BIAKPUTY MEIUUYHY
JmiTepatypy («IOKasw») Ta OTpPUMAIM peecTpaiiiiiHe mocBigdueHHs Bin EMA
(«MapKeTHHI») Ha MiJICTaBl ICTOPUYHUX JAHUX Ta OOMEXKEHOI KIJIbKOCTI KITHIYHUX
JTOCHTIKeHb. JlesKi 3 IuX IHTPEIIE€HTIB ChOTOHI JIO3BOJICHI K Xap4yoBl J0OaBKU
(«xap4oBi npoaykTu»). [HrpenienTu 6e3 Ha3Bu JI3 roTyroThes (apmarieBTamMu Ta
(mokw 110) He npoaaroThes B €C.

VYci inrpenientu Oynu BusiBlieHI Oarato pokiB Tomy (1868-1976 p.) Ta
OTpUMaJH JOBEIEHI KIIHIYHI JA0Ka3u moao P3 y BIOAKpUTIA Meau4HIN JiTeparypi
(y 1978-2013 pp.) a0 iX mpoaaxy MPUBATHOK KOMITAHIEIO SIK «CHUPITChKOTrO JI3».
L1 1HrpelEHTH MOXKYTh BBAXKAaTUCS 3arajibHOJAOCTYITHUMU 0€3 OyAb-sSKUX IIJICTaB
JUIS. TATEHTHOT'O 3aXHMCTy Ha OCHOBI ICTOPHUYHHMX JTAaHHUX Ta OOMEKEHOI KUIBKOCTI
KJIIHIYHUX BHUMOPOOYBaHb. YCI I1HTPEIIEHTH OTPUMANIM KIIHIYHI JIOKa3u, aje
OTpUMaJM JOCTYN PHUHKY 31 CTHUMYyJaMmH, SKI 3a0X04yBaju (yHAaMEHTaJIbHI
IHHOBAIlIMH1 JTOCHIIKEHHS, a, IIBHUAIIE, 3JI0BKHUBAIIM HUMU.

VY Bumagky XapyoBHX I1HIPEIIEHTIB (papMaleBTH «HepenpoduUIOIOTh
peyoBHUHY, sika He € JI3, ofHaK y okpeMuX maiieHTiB 3 P3 11 1HrpeieHTH MaloTh
KIIHIYHY 7i10. SIK 1 y pa3l Xap4oBoi aneprii, KOJW «HEMIKIAJINBI) 1HTPEIIEHTH
BUKJIMKAIOTh HEOE3MEeUH1 peakilii, Mexxa MK DKEI0 ¥ JIIKaMU 4acTO MEHUI 4iTKa Y
KJIHII, HDK Y cdepi mpaBa. Xouya IpaBOBUI KOPJIOH iICHYE 3 MIpKYBaHb O€3MEKH,
3aKOHO/IaBCTBO MOKE MPU3BECTH /10 aOCYyp.ly, KOJIM 3arajJbHOBU3HAHUM 1HTPEAIEHT
MOX€ 3MIHUTH CTaryc 1 cTaTH BUCOKOBapTicHUM JI3, oTpumaBum cTaTyc
«opharHoroy». XapuoBi 700aBKH € 00'€KTOM OKPEMOTO 3aKOHOJABCTBA 3 IHTAaHb

Oe3IeKu, aje 1€ 3aKOHOIaBCTBO He IoB'sa3ane 3 JI3 Ta MeTUIIMHOIO.
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Jlebatu mpo BIAKPUTY HAyKy Ta 1HHOBalii, SIK MPaBUJIO, 30CEPEKEHI Ha
crpykrypax HJJKP, Takux sk aep:kaBHO-TIPHUBATHE MapTHEPCTBO Ta KOHKPETHI
oi3Hec-moneni. [Ipu npomy mMu He OepeMo 10 yBarm HOy-Xay Ta IMPaKTUKY, SKi
3aCTOCOBYIOThCSA (DapMareBTaMu 1 JHKapsiMH B KJIIHIYHUX yMOBax: OOMIH
«petenTaMuy», GaKTHIHUMH JTaHUMHU 1 JOCBIJIOM. X04a JIIKapHI TaKOX OPIEHTOBaHI1
Ha OTpUMaHHs OpUOYTKY, iX OJKET Mae OYyTH ONTHUMaJIbHUM BIJIOBIIHO 0
HarioHanbHOI ToiThk O3, MeauyHuil TepcoHan 1 (¢dapManeBTH MaroTh
OpieHTYyBaTHUCs Hacamriepen Ha mamieHTiB. [Ipu P3 neobxinni JI3, aganToBaHi 10
VHIKQJIbHUX TOTpeO Talli€eHTa, a CKIaJaHHS MEAWMYHUX perentyp € (Gopmoro Tak
3BaHOr0 BUPOOHHUIITBA Ha Micli. KiiHIYHI (papManieBTH HE OTPUMYIOTh (PIHAHCOBOT
BUTOJIM BiJ] MPAKTUKU CKJIAJIaHHS perentyp. 3000B's13aHHS TITUTUCS pellenTaMu Ta
BECTH HAYKOBO OOIPYHTOBAHI 3alMCH PO JIKYBaHHS — HE 1HHOBALIHA CTPATETIs,
a JIOT1YHa YaCcTUHA CHUIBHUX 3yCHJIb 100 JonoMoru naiientam 3 P3. Ile craButh
MUTaHHs, YU He Kparie Oys0 0 IHBECTYBAaTH Yac Ta PECypCH Y CTBOPEHHS CIIIBHUX
0a3 JaHuWX, METOMIB 1 PELENTIB 3aMICTh OLIHKH MPUBATHUX NEpPePOpPMYITIOBAHD

BIJIOMUX pe4yoBUH nepcoHa’iom EMA.

BucHoBkHu 10 po3ainy 1

[IpoBeaeHo aHami3 miaxo/iB A0 BU3Ha4YeHHs Ta kinacudikarii P(O)3 y pizuux
KpaiHax CBITYy Ta B YKpaiHi. BcranoBneno, mo B Ykpaini, gk 1 B €C no P(O)3
BIJIHOCSIThCS 3aXBOPIOBaHHs, 10 MaroTh mnommupeHicte 5 : 10 000. ¥V Garatpox
IHIIMX KpaiHax noiitTukud 1moa0 P(O)3 Ta BCTaHOBIEHHS iX CTaTyCy CYTTEBO
BIJIPI3HSIOThCA. OCKUIBKM B MEXaX OJHI€T Iep>kaBu KUIbKICTh nanieHTiB 3 P(O)3 €
BITHOCHO HEBEJIMKOIO, YAaCTO JOBOAUTHCA POKAMM YEKaTH Ha MPaBUILHHUM JiarHo3
Ta BIANOBIAHE JiKyBaHHS. CriBhpans KpaiH y LbOMY HampsMKy MOKE 3HA4HO
BIUTUHYTH Ha 301p iH(opMaIlii, ekcrepTusy, HayKOBI1 JOCIIKEHHS Ta gocTym JI3.

PinkicHi 3aXBOpIOBaHHS € SCKpPaBUM MPHUKIAAOM 00JIACTI JOCIHIKEHB, SKi

MO>KYTbh 3HAUHO BUTPATH Bl KOOPAMHALIT B TPAHCHAI[IOHAJIbBHOMY MAacITaol.
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PO3/ILI 2
OCOBJUBOCTI MPOBEJAEHHS OMT JJISI OP®OAHHMX MPEMAPATIB
(HA MIPUKJIAJI MYKOBICLIUIO3Y)

2.1 EnigemioJioris Ta XapaKkTepuCcTHKA 3aXBOPIOBAHHS HA MYKOBiCIIH/103

Myxkosiciinno3 (MB) — ne pinkicHu, mporpecyrounii, HeOe3neuHuid AJis
KUTTS CTaH, SIKUWA MPU3BOJUTH JI0 YTBOPEHHS T'YCTOTO CIHU3Y, 110 Bpa)ae€ JIETeHl,
nevinky, nuryHkoBo-kumkoBud Tpakt (IIIKT), mazyxu HOca, moToBi 3amo3w,
HiAINITYHKOBY 3aJ103Y Ta PENPOAYKTUBHY CUCTEMY.

3a ocTaHHI pOKM Hayka 3poOuiia BEJIMYE3HHM KPOK ymepell y BHUBUYCHHI
I[bOT'0 3aXBOPIOBaHHS: OyJI0 MPOYUTAHO HOTO I'eH 1 01u3bKo 2 TUC. MmyTallii. [Ipote
B YKpaiHi yepe3 BIICYTHICTh BIJIMOBITHUX Jab0opaTopiil € MOKIUBICTh BUSHAYUTH
12-18 HalimomupeHImmx 3 HUX.

Bapro 3ayBakuTH, 10 paHillle MYKOBICIIHJ03 BBaXKaBCSA JICTATHHUM Y
JTUTSIYOMY BIIll, OJTHAK 3aBASKH MOsiBI HOBHX JI3 y CBITI 1e¥ BikoBuUi pyOik Oyio
nononaHo. CepeaHsl TPUBAIIICTD KUTTS TAKMX XBOPHUX 3a KOPJOHOM CTAaHOBUTH 48
pOKiB, BoJHOYAC B YKpaiHi ymiie 15% XBopuX HAa MYKOBICIHIO3 JI0KHUBAIOTH J10
18 pokiB, 1 11e HeodiliifHa CTATUCTHKA, OCKUIbKM 0a3M JaHUX TaKHX TMAaIll€EHTIB
HeMae. Tak camo HEO(IIIIHOO € 1 CTATHUCTUKA, 3T1JTHO 3 KO B YKpaiHl HA HOTO
XBOPIitOTh O65m3bK0 640 miteii 1 200 gopociux.

OMT nikyBanHss MB mnpoBoaunacs y BIANOBIAHOCTI A0 3aTBEPAKEHOI
metozaoiorii (Hacranoa 3 OMT) 3a cripoiiieHOr po1ieayporo.

PesynbraTi mpoBeAeHOT0 JOCTIIKEHHS Tpe/icTaBleH] y (Gopmi Tabnuih 3a
po3aiiamu  (omuc MT, TexHIUHI XapaKTEPUCTHKH, KIIHIYHA €()EKTUBHICTD,
E€KOHOMIYHA JIOIIBHICTh, O€3MeKa, BIUIUB Ha OIOJKET), K TOro moTpedye popma

IMOJAaHHs 3BITHOCTI BiamoBixHO 10 O0asucHoi moxeni HTA 3.0.
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Tabnuys 2.1

Omnuc po6IeMu OXOPOHU 37I0POB’ s (MYKOBICIIHI03) Ta MEANYHOT

TEXHOJIOTI JIJIs1 HOTO JIIKYBaHHS

Ouinka NUTAHHA

Onuc MT

HisiboBa momysimist

Emigemiosoris
(3aXBOPIOBAHICTH,
HOIIMPEHICTD)

MB € HalimomupeHiMM FreHeTUYHUM 3aXBOPIOBAHHSM Y
€BpoIii — cepeiHs 3aXBOPIOBAHICTh Y HOBOHAPOKEHUX
1:5000; cepeaHst MOMMPEHICTD y 3arabHINA MOMYJIALIi
1:9000.

V cBiti mopoky peectpytoTh 61111 45000 Bunaakis MB y
miter. Yacrora HociiB rena MB — 3-4 %. Beporo Ha 3emuti
OJIM3BKO 275 MITH JIFOAEN-HOCIIB ILOI'0 r'eHa.

Ckinbku mozielt B YKpaiHi
HAJIEX)KUTH 10 [UILOBOT
MOTYJISIIIT?

B Vkpaini yactora MB cranoButs 1 Ha 2300
HOBOHAPOJKEHUX, TOOTO, KOKHUHN PiK HAPOKYyeThCs 250-
300 xBopux miTeHl.

3a naHuMU HeoPIIIHOT CTaTUCTUKHU (BIACYTHIN opimiiHMiA
peecTp naiieHTiB) B Ykpaini Ha MB Hapasi XBopitoTh
om3beko 640 miteii 1 200 qopociaux

Oc00.1MBOCTI 3aXBOPIOBAHHS

[TprunHu

MB po3BUBa€eThCS BHACIIIOK MYyTallli reHa, epeacThes 3a
ayTOCOMHO-PEIICCUBHUM THIIOM TIPH CITaIKyBaHHI 2
MYTaHTHUX T'€HIB.

[Tepebir 3axBOprOBaHHS,
CUMITTOMH

3anayeHHs TUXaTbHUX NUIIXiB Tpu MB BuHUKA€e Ha
MOYaTKy XBOPOOU, BUSIBIISIETHCS y Malli€eHTiB 3 MB HaBiTh y
BIJICYTHICTh O3HAK 1H(EKIII] Ta MOB'A3aHO HE TUIbKH 3
iH(ekIiero, a i 3 nuchynkuiero TPBM (TpancmemOpanHuii
perysstopuuii 6utok MB) B HeliTpodinax i Makpodarax.
[IBuKMI PO3BUTOK MOPOYHOIO KOJa «TilepceKpenis
CIIU3Y - OOCTPYKIIis - 3aMaJIbHAH mporiec — iH(EKITis
MPOTPECUBHO MOTIPIIY€E CTaH JUTHHA. B yMOBax MyKocTazy
Ta OpoHXiankHOI 0OCTpyKIIii y Aiteit 3 MB Bxke npoTsirom
MIEPIIOTO POKY JKUTTS, YACTO HA TIi BIpyCHOT 1H(EKIII1, 1110
3HIKYE €(DEKTUBHICTD JTOKATHHUX MEXaHI3MIB
MPOTUMIKPOO-HOTO 3aXUCTY, B HIKHI BIIILTH
pecIipaTOpPHOrO TPAKTy MPOHUKAE BEJIMKA KUIBKICTh PI3HUX
NaTOT€HHUX MIKPOOPTaHi3MiB.
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CumnoromMu

— KaIlelsb 3 MOKPOTOIO PI3HOTO KOJIBOPY Ta KUIBKOCTI;

— nedopmariii rpyaHOi KIITKH, 301TBIIEHHS )KHBOTA;

—  3a/MIIKa;

— TallMOpHT;

— TpoOJIeMU 3 3aCBOEHHSM 1K1,

— TIJBUILEHA BTOMA; MOCTIIHE HE3TyKaHHS;

— pi3Ke 3MEHILIEHHS Bar, ak 0 aHOPEKCiT;

— KpOBOXapKaHHS;

— cyOdebpunpHa Temneparypa Tina;

— OLIb B CUHYCAX TOJIOBHOI'O MO3KY;

— YpaKeHHS NMPUBYIIHUX 3aJI03;

— TIOJIIIIO3 HOCAa;

— TemnaTroMmerais;

— TMPUCKOPEHMH 1 pACHUH CTIELIb;

— O3HAaKW XoJyiecTazy (3HeOapBIICHHS CTYyIa);

— 3aTPHUMKa POCTY Ta CTATEBOTO PO3BUTKY Y JIITEH;

— BUNAJAHHS NMPSAMOT KUIIKH;

— 3MiHA HITTIB Y BUTJISI/II TOJUHHUKOBUX CKEJIEIb, a
HITTHOBUX (hajaHT 3a TUIIOM OapabaHHHX MATUYOK;

—  Y4OoJI0BilY€e OE3IUTIIIA.

Tsrap 3aXBOPIOBaHHS

OOMexeHHSI aKTUBHOCTI MAIll€HTIB, BKIIOYAI0UYN
MO>KJIMBICTh HABYATHCH 1 MPAIFOBATH, aKTUBHICTh
MTOKPAIIYE SIKICTh XKHUTTSI.

Hacninku 3axBoproBaHHs
JUTSL CYCIIIBCTBA.

MB € cepiio3H0I0 METUYHOIO Ta COLIAIIBHOIO MPOOIEMOIO.
Poauna takoi qutuHM notpedye iHPopMaIliiHoi Ta
MICUXOCOIAIBHOI MATPUMKHU. baThbku MarOTh OyTH HaBYEH1
nietosorii, 3aMicHO1 ¢pepmenToreparii, JIOK ta
JIpeHaKHOTO Macaxy. J[omiapHO HalaBaTH JUTHHI
JIOTaTKOBUM BUXITHUM JI€Hb Y IKOM1. J{iTH 3 TSKKUM
nepebdirom MB HaBuaroThCs BIOMA.

OcHogHi 3aBnanus [IM/]: akTuBHE criocTepeKEHHS 3
OLIIHKOIO MapaMeTpiB (PI3UYHOTIO PO3BUTKY, KOPEKIIisl JII€TH,
no3yBaHHs GpepmeHTHHX JI3, mpodimakTuka OpoHXO-
JIET€HEBUX 3aroCTPeHb 1 aMOyIaToOpHe JTiKYBaHHS.

Ha sxi acmextu
cupsimoBaHa MT?

MT crnpsiMmoBaHa Ha 3MEHIIICHHS CHMIITOMIB Ta
MOJIIIICHHS SKOCT1 KUTTS XBOPHX.
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IIpooosowc. mabn. 2.1

Sk m1arHoCTyeThbCst
3aXBOPIOBAHHS

Hiarnoctrka MB 3acHoBaHa Ha pe3ynbTaTax 1a00paTOpPHUX
Ta IHCTPYMEHTAJIBHUX JOCIIKEHb, KIIIHIYHIN KapTHHI,
¢d13uKanbHOMY OOCTEXKEHH1 i TecTaX PYHKIIOHATBHOT
IarHOCTHUKH.

OcHosni incmpymenmanvii memoou oiacnocmuxu MB:
pentrenorpadis; oponxockomnis; EKI'; ExoKI'; komn'totepHa
Tomorpadis JIeTeHiB, Ma3yX HOca, OpraHiB YepeBHOL
nopoxHUHU; Y3/l opraHiB uepeBHOI MOPOKHUHHU.

[IpoBoasTh 3aranbHUM aHami3 KpoBI W cedl, Ol0XIMIYHUHN
aHaji3 KpoBi (aminasza, nmima3a, OuTipyoiH, dyxHa (ocdaTasa,
XOJIECTEPUH, TJI0K03a), OaKJOCHIPKEHHS  MOKpPOTHHHS,
KOIporpama

Cneyugpiuni n1abopamopui kpumepii MB: TOTOBUI TecT
BH3HAYEHHS €JIEKTPOIITIB MOTY (KOHIIEHTpAIlld 10HIB HATPIiO 1/
abo0  xJopy); JOCII[DKEHHS  Ha3aJlbHUX  IOTEHIIIAJIiB;
JOCTI/DKeHHST TIaHKpeaTHYHO! enacTa3u Kally; TeHEeTHYHl
nocuikeHHs (cekBenyBaHHs reHa CFTR).

MornekymsipHa AlarHOCTHKAa Mae OUIbIIy TiepeBary mepen
IHITUMHU MeToJaMu, 00'eKToM nociipkeHHs Buctymae JJHK.

VY ciM'SIX 3 pU3HKOM HAPO/KEHHS XBOPOi TUTUHHU 3HAYHY POJIb
Ma€e TMpeHaTalbHa JiarHOCTHKa KicTo3Horo ¢ioposy. lle
JIO3BOJIIE ~ BYACHO  BCTAHOBHTU  JIarHO3,  3aIlO0IITH
HAapO/DKCHHIO XBOPUX JIITE€H, BHUSBUTH OC3CHMIITOMHHX
reTEePO3UTOTHUX 0aTbhKiB. Heonaranphuii CKPHUHIHT
CIOpSIMOBAaHMM Ha JOKIIHIYHE BHUSBJICHHS TATOJIOTIT ¥
3aCHOBaHMN Ha BHU3HAYEHHI IMYHOPEAKTHUBHOTO TPUIICHUHY B
CyXil TUISIMI KamijsipHOi KpoOBi. 3pa3ok KpoBi Oeperbes y
JTUTUHU 3 M'SITH Yepe3 3 roJ1 Micis ToOAyBaHHS.

[TpodinaxTrka

TpuBaicTh KUTTS MOXKHA 30UTBIINTH TIPU PETYISIPHOMY

NPOBEJICH-HI KypCiB aHTUMIKPOOHOI Teparii marieHram 3

XPOHIYHOIO CHHbO-THIHHOIO 1H(EKII€I0, JOTPUMaHH1 0a3UCHOT

Teparii Ta aKTUBHO1 KiHe30Teparii.

Ipogpinakmuxa MB:

— BaKLMHALlIA 32 KaJeHIapeM IeIieHb (Y T.4. IPOTH TPUIY);

—JI3, 110 3HWKYIOTH PU3HK pECHipaTOPHUX 1H(DEKIIIH;

—aKTUBHUH CIIOCIO KUTTS, 3aHATTS ciopToM (Oir, TjIaBaHHS,
TEHIC);

— JIl€TA;

— CIIOCTEPEXKEHHS y JTIKapst 3 MPOXOHKEHHAM 00CTEKEHb 1
aHaJ31B.
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IIpooosowc. mabn. 2.1

Sk BeneThCs TKyBaHHS
3T1AHO 3
onyOJI1KOBaHUMU
HACTAaHOBAMH Ta Ha
MPaKTHIIi?

Jixysanus MB exnouae nacmynui 3axo0u:

—aHTuOaKTepiaJbHa Ta MPOTUTPUOKOBA Tepartis (3a
MOKa3aHHSMH);

— =TI (AHTHO10THKH, OPOHXOIITHKH, MYKOJIITHKH,
MYKOPETY-JISITOPH, KOPTUKOCTEPOIIH, TIMEPTOHIYHUNA PO3UUH
TOIIIO);

—3amMicHa Teparis GepMeHTaMH MiAIUTYHKOBOI 3aJ103H;

—JIIKyBaHHsI renaToTponHumu JI3;

—IIPOMUBaHHS HOCa, "Ha3aJIbHUN qymI";

— BiTaMiHOTepaIlis (MOJIiBITaMiHN);

—KiHe3iTeparis (quxanbHa riMHacTuka, JIDK);

— Il€TOTEparis;

— ¢izioTeparris (amapaTHi METOIM KiHe3iTeparii);

—kJond-Macax;

— IIKyBaHHS HACJIIJIKIB 1 YCKIJIaIHEHb KicTO(hi10po3y.

bazucHa Teparist — noaHs1, OKpeMi 3aX0I1 — B EP10]T

JiKyBaHHS aMOynaTopHO a0 mij yac nepeOyBaHHs B

cTalfioHapi (miaHoBa B/B aHTHOAKTepiaibHa Teparmis,

JIKyBaHHS YCKJIa/IHEHb, 3aTOCTPEHB ).

Xipypeiuni memoou nikyeanus MB. JlamapoTomis 3 pe3eKIiiero

YACTHHH KHUIIIKU Y HOBOHAPO/KEHUX MPU MEKOHIaTbHOMY

11eycCl; MOJIINEKTOMIsI — IPH TMOJIIN031 HOCA; MOCTAHOBKA MOPT-

cucTemMH (IMIUTAHTY€EThCS IiJT MIKipy BEHO3HUI KaTeTep) — MpH

TPUBAJIMUX Kypcax B/B aHTUOAKTEpiaJIbHOI Teparlii;

CIUICHEKTOMIs, IIYHTYIOU1 i CKJIepO3yrodl MaHIIysLli — Ipu

MOPTANbHIN TiNepTeH3ii; MIEeBPEeKTOMIs, IIIEBPOIE3 — MIPH

MOBTOPHUX ITHEBMOTOPAKCAX; TPAHCIUIAHTAILiS JIETCHb

(KOMILIEKCY cepIie — JIereHi).

[Tpu TspKKOMY TIepebiry 3aXBOPIOBaHHS HEOOX1THO

nepeOyBaHHsI B yMOBaX CTal[lOHAPY 3 TPUBAJIOK KHCHEBOIO

TEpAIi€ro 1 MOCTIHHUM TIpUioMOM aHTHOakTepianbHux JI3.

[Tpu noTpuMaHHI IIMX YMOB, TepMiHaAEHA (a3a XBOpoOH

MO’K€ TPUBATH KUIbKa POKiB. Y il (a3l XBOpi MIIaHYIOTHCS Ha

nepecaaKy JereHiB.

J1is1 IKUX 3aXBOPIOBAHb
Ta TPYI HACETICHHS
BUKOpPUCTOBYEeThCS MT?
Yu BIAHOCITH 1X 110
NPIOPUTETHUX CTAHIB

OcHo8HUL HANPAMOK NIKY8AHHS: MYKOBICITUIO3.

VY Asii, Appuui ta Jlatruncekiit Amepui JI3 Trikafta 3minroe
KHUTTA ACCATKIB TUCAY XBOpuX Ha MB. JI3 oTtpumaB mmpoke
3aCTOCYBAaHHS y CBITOBIN MEIUIIMHI.

I'pynu nacenenns: Jlitn 3 12 pokis, nopocii
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IIpooosowc. mabn. 2.1

Yu € MT 1nHOBa-
IIIAHUM METOJIOM,
JIOTIOBHEHHSIM /
Moudikariero ado
3aMIHOIO CTaHap-
THOTO METOTY
JIKyBaHHA?

«Trikaftay—1HHOBaNIiHUI KOMOIHOBaHMit JI3, MomynsiTOp
XJIOPHOTO KaHAJTy, IO JT03BOJISIE KOPETYBATH MIPOIIECH, SIKi
BUHHKJIM BHACIIIOK MTOJaMKH B T€HAX, [0 KOJYIOTh O1JIOK.
PexomenmoBana nmo3a 2 tabi. (elexacaftor 100 mr, tezacaftor 50 mr
Ta ivacaftor 75 mr) npuiiMmaeTbcs BpaHili 1 1 Tabnerka (iBakadTop
150 mr), npuiiHaTa BBeuepi npubdau3Ho 12 To 0IUH BiJ OJHOTO.

AJbTEepHATHUBU
omiHoBanoi MT

Jis mikyBaHHs MB BUKOPHCTOBYIOTH KOMIUIEKCHY Teparlito.
OcHoBHI (papMaKOJIOTIYHI TPYIIN:

RO5CB — Myxomituku (B peectpi JI3 nHapasi 178 HaiimenyBaHb)
JO1 — ArTHOaKTepianbHi 3aCO0U JIsI CHCTEMHOI'O 3aCTOCYBaHHS -
986 JI3

JO2 — ITpoTurpuOKoBi 3aCO0M /1711 CUCTEMHOTO 3aCTOCYBaHHS —
123 J13

RO1A D — Koptuxoctepoigu 39 JI3

Skuii craryc
peiMOypcariii MT?

Trikafta He 3apeecTpoBaHa B YKpaiHi, HE BXOJIUTh B IPOrpamy
peiMOypcarii Ta He 3aKyIMOBY€EThCS 3a OFOKETHI KOIITH B
VYkpaiHi.

Pa3zoM 3 TuM, y 3axiIHOyKpaiHCHKOMY CIEIiaTi30BaHOMY
JTUTSYOMY MEJIMIHOMY IIeHTpi y BepecHi 2023 p. movanu
JikyBaHHs nauieHTiB 3 MB. Tepanis monynaropamu
noporopapticHa — 0u3pKko 300 THC. 10 Ha PiK JJIS MaIfieHTa.
VYKpaiHChKI MalieHTH OTPUMYIOTh JI3 GE3KOIITOBHO SIK
JTOOpPOYMHHY TOTIOMOTY B1Jl BUPOOHUKA.

[TpoekT oxorutroe nitei Bif 6 pokiB 1 gopocnux 3 MB. BupoOuuk
TUTaHY€E 3pOOUTH IO MMPOTPaMy MOKUTTEBOO. 3aCTOCYBaHHS
MOJYJISITOPIB JO3BOJIUTH 3MEHIIIUTH PU3UKU OaKTepiabHUX
YCKJIaHEHb Ta KUTBKICTh TOCIITaNI3allii, 3yTHHATH
MPOrpeECyBaHHS HE3BOPOTHIX 3MIH Y JIETEHSX.
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2.2TexHiuHi XapaKTepUCTHKH, KJIiHiYHa epekTUBHIiCTSD i Oe3meka MT

Ha nacrynmuomy etami BiamoBigHO 10 pekomenpaanid HacranoBu 3 OMT
JTOCTKYIOTh TeXHIYHI Xapaktepuctuku MT 1 BU3HA4YalOTh KOMIApaTop
(TEXHOJIOT110 TTOPIBHIHHSA).

Tabomurs 2.2

TexHiuH1 XapaKTEepUCTUKHU, KIiHIYHA e(heKTUBHICTD 1 6e3nexka MT

Xapakre- Tpukadra Kalydeco (iBakagTop),
pUCTHKA Symdeko (Te3akadrop/
iBakadTop) 1 Orkambi

(;mromikagrop/iBakadTop)

Mexanism aii | Enekcakadrop 1 Te3akadtop 38’s- | Kanigeko mokparrye nepeHoc

3YIOThCA 3 PI3HUMH JTUISTHKAMU XJIOpUJY Yyepe3 10HHUI KaHall.
oinky CFTR i maroTs aguTHBHUH OpxkamOi BUpIIIYE ITf0 POOIIE-
e eKT, CIPUSIIOYN KIITHHHIN My 3 000x cTopin. OxHa 3
00po01Ii ¥ TPaHCTIOPTYBAHHIO JIIOYHUX PEYOBHH, TyMakadTop,
BuOpanux mytanTHuX ¢popm CFTR, | 30impmrye kimbkicte CFTR
100 301IBIINTH KIJIBKICTE OlJIKa OUIKIB Ha IMOBEPXHI KIITHHH, &
CFTR, mo moctaBnsieThCs HA TIOBEP-| iHIIA, iBakadTOp, IMiIBUIITYE
XHIO KJIITUHH, TTOPIBHSIHO 3 OJIHA aKTUBHICTb Je(DEKTHOTO O1TKa
Molekyna. [BakadTop mocuitoe CFTR. Ile Hopmanizye
MMOBIPHICTb BIAKPUTTS KaHaly (a00 | TpaHCIIOPT 10HIB Yyepe3 KaHajH,
ctpoOyBanns) 6inka CFTR na pOOISTYM BUIITICHHS MEHIII
noBepxHi KIiTUHU. KOMOIHOBaHMI | TyCTUMU.

edeKT noyArae B 301UIbIIECHH1 Cumpaeko kopurye nedexkTu
kimpkocTi Ta pyHkiii CFTR Ha 6inka CFTR Ha KIiTHHHOMY

MOBEPXHI KIITUHH, 1110 NPU3BOJIUTh | PIBHI, BITHOBIIIOE PYHKIIIT
1o 30uteienHs aktuBHocTl CFTR, | jerenis, 1o € BaXKINBUM
SIK BUMIPIOETHCS TPAHCIIOPTOM TKyBaJbHUM €(EKTOM.
xjopunay, onocepenkoanum CFTR.

[To61uni peakuii | HaitGinbm nommpeni [P (>5% [IpoGnemu 13 AUXaHHSAM; HaOPSIK
(ITP) TMAIIEHTIB 1 3 YaCTOTOIO, BUIIOIO, o0nu4usi, Ty0, SI3MKa 4H ropia;
HDK y miane6o Ha >1%), Oynu MOTIpIIIEHHS 30pY, O1JIb y ouax;

TOJIOBHUH O11b, IH(EKITis BEpXHIX | pi3Ke 3HIKEHHS IIYKPY B KPOBi
JMUXaIBHUX MUISXIB, 017k y )KUBOTI, | (TOJOM, CIa0KiCTh, MITIUBICTS,
Jiapesi, BUCHII, MMiIBUIIICHHS JpaTiBIUBICTh, 3a[1aMOPOYCHHS,
anaHiHamiHOTpaHcdepasmy, TPUBOXKHICTb, CEPIICOUTTS);

3aKJIaJeHICTh HOCA, KPEaTHH y O3HAKH MPOOJIEM 13 MEUIHKOIO
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KpOBI miaBHUIIeHHS (hochokinazm,
1 ABUILEHHS
acrapraTaMiHoTpaHcdepasu,
pUHOpEs!, pUHIT, TPUIl, CAHYCHUT 1
HiJBUIIEHHS p1BHS OLIIpyOiHY B
KpOBI.

(mynoTta, OUTb y BEpXHIH 4acTHHI
JKUBOTa, CBEpO1K, BTpaTa
aTneTUTy, MOTeMHIHHS ceyl,
TJIMHUCTHUH KaJl CIporo KOJIbopy,
MOKOBTIHHS IIKIPHUX ITOKPUBIB
Ta CKJIep 04Yei); OLIb y )KMBOTI,
HYy/0Ta, Jiapes;
3amamMopoYeHHs, O1JTh TOJIOBH;
HIKIpH1 BUCUTIAHHS; O3HAKH
3acTyau (3aKJIaIeHICTh HOCAa,
YXaHHS, O1Ib y TOpI).

3arpo3nuBi
MoO14YH1 peaxmii

VY nocnimkenHi 1 cepitozunmu 1P,
SK1 BUHUKAJIU YacTilIe Y Nalli€HTIB,
ski orpumyBainu Trikafta,
MOPIBHSHO 3 M1a1e0o, Oy BUCHUIT
(1% mpotu <1%) ta rpun (1%
npotu 0). YV BunpoOyBannsx 1, 2 i
3 He Oys0 cMepTeil.

[Tpobnemu 13 AUXaHHAM; HaOPSK
o0nuyusi, ry0, si3UKa 4u ropia;
MOTIpIIIEHHS 30pY, O1JIb Y oUax;
03HaKH pi3koro 3umxkeHHs PI'K;
npoOeMu 13 MEYIHKOIO (HyI0Ta,
O11b y ’KUBOTI, CBEpOIXK, BTpaTa
amnieTUTY, TEMHA ce4a, TITUNHUCTHHA
KaJl CIporo KOJbOpY, MOKOBTIHHS
IIKIPH 1 CKJIEp OYeH)

Cmoci0
3aCTOCYBaHHS
Ta 103U

Bix 6 no 12 pokiB

Bara <30 kxr — 2 Ta0. 3paHKy
(xomb6inaris), 1 Tabmn. iBakadgTopy
75 mr - BBeuepi

Bara >30 kr — 2 Ta01. 3paHKy
(xomb6inartis), 1 Tabmn. iBakadgTopy
150 mr - BBeuepi

Crapiue 12 pokiB — 2 Tabi. 3paHKy
1 1 Tabun. iBakadTopy 150 Mr
BBEUEI.

Kaninexo nmst mopociux i aitei
BiJ1 6 pokiB - 150 mr, npuiiMarOTh
y ¢opmi TabreTok KoxHi 12 rox.
Jlo6oBa go3a - 300 mr.

PexoMennoBaHa J103a rpaHyi.
JUIs aiTedt 2-6 pokiB: 10 14 xr —
1 nmaxk (50 mr) koxHi 12 roguH
2 p/noby; 6ubiie 14 kr — 1 nak.
(75 mr) xoxHi 12 ron 2 p/ no0y.
Opxam6i: 3 12 pokiB: 2 Talu.
(200 mr momaxkadropy i 125 mr
iBakaTOpy), KOXKH1 12 roguH
Ju1s aitedt 6-11 pokis: 2 Tabi.
(100 mr nomakadropy 1 125mr
iBakaTOpy), NpUHMaIOTh
nepopaabHO KOXHI 12 roauH.
CuMJIeKO MOKe TTPU3HAYATHCS
JUTSIM 3 6 POKIB.

Jo3yBanus: no 1 tabn. BpaHIi i
BBeuepi (uepe3 12 roaun)
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[Tepion Hamis-

Cepenniii (SD) xinneBuii mepio1 HamiBBUBEACHHS eJeKcakadTopy,

BHUBEICHHS Te3akadTopy Ta iBakadTOpy CTaHOBUTH MpudIu3HO 24,7 (4,87)
roaunau, 60,3 (15,7) roguau ta 13,1 (2,98) roguau BiAIIOBIIHO.
[loTenuiiini KommurekcHuit npenapar binbm nocTymnHi 1o miHi 1
nepeBaru HasIBHOCTI
[loTenuiiini JloporoBapTicHui [upokuit cnexkTp MoOIYHUX
HEJIOIIKU peakiii
IaBecTuii, [Tix gac niKyBaHHS BUKOPUCTOBYIOTH IEPOPANIbHI JIIKAPCHKI (GOpMH,

o0nasiHaHHS Ta | 3aCTOCYBAHHS SIKUX HE NMOTPeOye 3aly4eHHS MEIUYHOTO IIEPCOHATTY.

BUTpATHI ButpaTu ii1yTh TUIBKHM Ha Ipenapar.
Matepiaau s
BUKOPHUCTaHHS
MT 1

KoMmaparopa

Sxi Bumoru o | [lepcoHan moBMHEH MaTH BUILlY MEIUYHY/(papMalleBTUUHY OCBITY,

KBamidikarii crienianizyBaTuch Ha MB, B4acHO MPOXOIUTH KypCH TTiIBUIICHHS
nepcoHany/ kBastiikanii. 30epiratu KoH(}1IeHUIHHICTD 1HPOpMAIIT MiXk
JOTJISAIav1B natienToM Ta 303 1070 0COOUCTUX TaHUX XBOPOTO

Sxi pecypcu it | Cim’siM OTpiOHI MOpaaM 1010 TOTO, SIK HalKpaIle MiKITyBaTHCS PO
1H(popMalis CBOT'O XBOPOTr'0 po/inya Ta MO3UTHUBHO CIPUATH HIATPUMII. XBOPUIA
MaroTh OyTH ab0 ciM’sl TOBUHHI OTPUMATH IOCTaTHBO 1H(OpMaIlii mpo XBopoly,
HaJIaH1 MAII€HTY | paHHI CUMIITOMU Ta O3HAKU PELUIUBY, MOOIYHI €PeKTH MPU3HAYCHUX
| ponuHi? JIKIB.

BupoOnuk Vertex Pharmaceuticals Incorporated CLIIA

2.3 KuiniyHuii aHaJi3 TEXHOJIOTii JiKyBaHHS MYKOBIiCIIH/103y

Ha HactymHomy etanu aJis mpoOBEJEHHS aHAIi3y KIIHIYHOI €(pEeKTUBHOCTI 1
oe3nexkr MT npoBeieHO cUCTEMAaTUYHUH MOIIYK JITEPaTypH.

Crpareris momryky. [lomyk 37a1iCHEHO 3a CHEliaIbHUMH 0a3aMul JIaHUX:
Cochrane Library, PubMed (MEDLINE).

JInst molyKy BUKOPHCTAHO Taki KITFOYOBI cjoBa: mucoviscidosis, trikafta,

Kalydeco, orkambi, symdeko.




24
Jlxepena. Jlo yBaru B3STO. JaHI pPaHAOMI30BaHUX KOHTPOJHOBAHHUX

BUIIPOOYBaHb, KIIHIYHI JocmipkeHHs. https://www.trikafta.com/

[TinGip iHdopmarii. BpaxoByroun KpuTepii Houryky, 0yJsio BiiOpaHo JJIs aHaJ3y:
JlokazoBoro 0a3or0 € myOmikamii, mo ysimmm g0 KokpaHiBchKOl

616mioTeku, 6a3u qanux EMBASE ta MEDLINE. ['nmu6una nomryky — 5 pokis.
PesynbpTaTu OLIHKKM OE3MEYHOCTI HABEACHO Yy CTaHJIAapTH30BaHIM GopMi

POTOKOITY OIliHIOBaHHS (Tab. 2.3).

Tabnuys 2.3
Ominka 6e3neunocti MT amns naifieHTa, MEANEPCOHATY 1 OTOUYIOUUX
Safety (SAF)
[Intanus PesynbpraTi ouinku MT
Hackinbku 0e3me4Horo € B xox1 npoBeneHnX q0CIiKeHb, 0yII0 3’ 1COBaHO, 10
MT mopiBHSHO 3 no6iuHi eekTH mpu 3acTocyBaHH1 TpukaTu
KoMIaparopom? Uu 3YCTpPIYaIOThCS PIIIE MOPIBHAHO 3 KOMIAPATOPOM .

OB’ s13aHa IIIKO/1a 3 JI030F0 To6to podine 6e3neku y HUX Pi3HUA.
YH YaCTOTOIO 3aCTOCYBaHHS
MT?

Sxi rpynu NaIieHTiB € [TarieHTH 3 3aXBOPIOBAHHI NIEYIHKH, HUPKOBOIO
Bpa3JIMBUMH, SIKI 3 OLTIBIIOI0 | HEJOCTATHICTIO.

HMOBIPHICTIO MOXKYTb
MOCTPAXKJIATH Bij
BUKOpUCTaHHS MT?

Sxi Buam mpodeciitHoi Trikafta Mmo)ke BUKIMKATH 3aI1aMOPOYCHHS.

HIKOIXN MOKYTh BUHUKHYTH | He kepyiTe aBTOMOO11€M, HE BUKOPUCTOBYIUTE MEXaHI3MU
npu BUKopucTanHi MT? Ta He poOITh HIYOTO, 110 BUMATra€ BiJl BAC MUIHHOCTI, TOKH
He mizHaerecs, sk Trikafta BruimBae na Bac.

AHaI3 JoKepen J0Ka30BUX JaHUX JTO3BOJHB TaKO)K BHU3HAYMTH KIHIYHI
nepeBard MT s nikyBaHHS MyKOBICUKI03y. Pe3ynbratu aHamizy npecTaBieHo

y Tabn. 2.4.
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Tabnuys 2.4

Ominka xniHiyaMX nepesar Clinical Effectiveness (EFF)

Ilutanusa

Pesynbratu ouinku MT

BrnuB Ha 3aXBOpPIOBaHICTS,
CMEPTHICTb Ta mepeodir
3aXBOPIOBAHHSI.

JI3 oTprMaB MIMPOKE 3aCTOCYBAaHHA Yy CBITOBIM MEAMIIMHI.
JlikyBaHHS MOAYJISATOpPAMU TIOKA3y€e Pe3yIbTaTH y
MAII€HTIB 3 IEBHUM reHOTHIIOM —65— 80% ycix BUTIAJKIB.

BmuuB Ha cTaH 310poB’s Ta
SKICTB KATTS

[lepira koMOiHOBaHa Tepailis, JOCTyIIHA IS JTIKyBaHHS
MaIi€HTIB 3 HAHO1IBII omupeHoro npu MB myrariiero.

VY mroneit 3 meBHuMHU TUamu mytariii y redi CFTR 6imok
HE TIPOIECYETHCS 1 HE 3TOPTAETHCS HOPMAIBHO BCEpEaNHI
KIIITUHH, 1 1e Moxe nepemikoantu 6uky CFTR nocsrtu
MOBEPXHI KIITHHU Ta MPaBUILHOMY () YHKIIIOHYBAaHHIO.
Trikafta ® - JI3 myist nepopaibHOTO 3aCTOCYBaHHS,
MIPU3HAYCHUM JIJIs 30UTbIIEHHS KIJTbKOCTI Ta (PyHKIIT OiKa
CFTR na nosepxHi kmituH. Enexcakadrop i rezakadrop
MPAaLOI0Th Pa3oM, 301IbIIYI0UYH KUIBKICTh 3p10ro OuIKa
Ha TTOBEPXHI KIITUHU. IBakadTOp, BIIOMHUIA SK
noteniiarop CFTR, npuznauenuii 1151 moJieTIIeHHS
3natHocTi O11kiB CFTR nepenocutu ciib Ta Boay uepes
KITITUHHY MeMOpany. CriiyibHa Jisl enekcakadTopy,
Te3akadTopy Ta iBakadTOpy JOTMOMArae 3BOJIOKYBaTH 1
OYHIIATH JUXANbHI IUISIXH Bl CIIH3Y.

SxuMu € 3araibHi iepeBaru
ta mwkoaa MT st 3m0poB’s
(6amanc)?

ITepeBaru Ixona

e MOXIMBUI BILUIMB Ha
IIIKT, JIOP cucremy
e [H(]eKILig BepxXHIX

e KombOinoBanwmii JI3
¢ 3pYy4HICTh 3aCTOCYBaHHS
¢ JI3 3menHmTye HEOOXia-

HICTb Ta 4ac ¢izioTepanii JUXaJIbHUX [UISIXIB

2.4 Amnaji3 ekoHOMiYHOI eeKTHBHOCTI Ta JoUlIbHOCTI 3acTocyBanHs MT

SIK CBITUUTH MPAKTHKA, €KOHOMIYHY JOCTYMHICTh Tiel uu iHmoi MT moxHa

OLIIHIOBATHU

3a TOKa3HUKAMHU JIKBIAHOCTI, JOCTYIMHOCTI Ta aJeKBaTHOCTI
MJIaTOCTIPOMOIKHOCTI.
Hamu  Oyno  oOpano 1 aHamidy — MOKa3HUK  aJ€KBATHOCTI

mwiarocrpomokHocti (Ca. S.), SIKMH BU3HAYAETHCSA MUIIXOM OOYHUCIICHHS YaCTKU
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3apoOITHOI TMJIaTH, sIKa BUKOPUCTOBYETHCSA s OIIaTH 1-MicSYHOrO KypcCy
JKYBaHHS 3aXBOPIOBAHHS 32 (OPMYJIIOIO:

Ca.s.=(P/Waw) x 100%, ne
Ca. S. — moKa3HUK aJeKBATHOCTI MJIATOCIIPOMOKHOCTI;

P — BapTiCTh JIIKyBaHHS Ha MICSIIb;

Wa.w. — cepenns 3apo6iTHa Tj1aTa 3a pik.

VY po3paxyHKax MU BUXOAHIM 3 TOTO, IO PO3MIpP CEpelHbOl 3apOoOiTHOT

matyu ctaHoMm Ha 2023 pik cradoBuB 17 176 rpH. 3a nanumu [lepxcraty Ykpainu

[www.ukrstat.gov.ua].

OcCKUIbKYM TOCHIIKYBaH1 MpenapaTty BIICYTHI HA PUHKY YKpaiHu, MU Opaiu

JI0 yBaru I[iHUW 3 IHTEPHET-alTeK 1 MepepaxoBYBaIM Yy HAIllOHAIbHY BAJIIOTY 3a

Kypcom HBYVY.

IixoB1

XApaKTCPUCTHUKU

KOMOIHOBaHUX

npenaparis

1BakagTopy,

Te3akadTopy Ta enekcakapTopy Ha CBITOBOMY PUHKY MpeCTaBIeHl y Ta0d. 2.5

Tabnuys 2.5
[{inoB1  xapakTepUCTHKU TMpemnapariB iBakadTopy, Te3akahTopy Ta
eJieKcakaTopy Ha CBITOBOMY PHHKY.
Hazga JITT [lina [lina [Mina3a 1 Ca.s. Bapricts
3aKym., | po3apiOua, | DDD**, Kypcy
TpH I'PH I'PH JikyB. 1 mic
Tpuxadra tabm. 100 mr/ | 766025,47 | 957531,84 | 15422,77 | 5973,03 | (3 Tabn Ha
50 mr/ 75mr + 150Mmr Ne n00y)
84 (Vertex Pharm., 1025 926,97
CILIA)
Cumpueko Tabdm. 100 mr/ | 718081,82 | 897602,28 | 30171,53 | 5599,19 | (2 tabx Ha
150 mr + 150 mr Ne 56 n00y)
(Vertex Pharm., CIIIA) 961 716,73
Opxkam6i carrie 3 rpaH. 670630,50 | 838288,12 | 12250,99 | 5229,19 | (4 Tabx Ha
150 mr Ne 112 (Vertex 100y)
Pharm., CIIIA) 898 165,84
Kampgexo tadn. 150 mr 766025,18 | 957531,48 | 16532,89 | 5973,02 | (2 Tabx Ha
Ne 56 (Vertex Pharm., 100y)
CIIA) 1025 926,59
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3a pe3ynbTaTaMy PO3pPaxyHKIB yCl TOPTOBI HailMEHyBaHHS KOMOIHOBaHUX
npenapaTiB  iBakadTopa, Te3akadropa Ta enekcakapTopa 3a BEIUYHHOIO
noka3Huka Ca. s. BITHOCSATBCS 10 HU3bKOJIOCTYITHUX, OCKUIbKK 15% < Ca. s.
BapricTh 3aXBOprOBaHHS.
[Ipu po3paxyHky BapTocTi JiikyBaHHS Tpukadta tadn. mo 100 mr/ 50 mr/
75mr + 150mr Ne 84 (Vertex Pharm., CHIA) 6panu 103y 150mr.
BapricTh kypcy JikyBaHHs TabneTkamu TpukadTa 0JJHOTO XBOPOTO Ha PIK =
[ina 3a DDD, rpH. x 365 nHiB =
=15422,77 x 365 =5629 311,05 rpn
Bapricts 3axBoproBanHs (Ha nomyssiiito 840 namieHTiB) =
=5629 311,05 x 840 =4 728 621 282 rpH.
AHani3 eKOHOMIYHOT €()eKTUBHOCTI
3a MeToJoM BUTpPAaTU—€(EKTUBHICTh PO3PAXOBAHO BapTICTh | OUHUIN
e(hEeKTUBHOCTI, 3a AKOi 1 MaIEHT IPOTIATOM POKY JA0CITae S—MiCSIIHOT peMicii.
CER = npsmi Butpat X 100 naiieHTiB / €peKTUBHICTD JIKYBaHHSA
CER =5629311,05 x 100 / 90,00% = 6 254 790,06 rpu
Takum 4YWHOM, 3riAHO 3 TPOBEACHUMH pO3paxyHKaMH BapTiCTh
3aXBOPIOBaHHS TpH JikyBaHH1 Tpukadra tabnerku nmo 100 mr/50 mr/75mr+150mr
Ne 84 (Vertex Pharmaceuticals, CIIIA) ckmano 4 728 621 282 rpH.
BukopucToByI0OUM METOJ] BUTPATU-€(PEKTUBHICTb OOYHMCIEHO BapTICTh |
ovHUIll €(hEeKTUBHOCTI, 3a AKOI | MAIlEHT MPOTATOM POKY Jocsrae 6-MiCSuHOT
pemicii, sika ckmanma 6 254 790,06 rpH. 3BHUaiiHO, SKIIO TMOPIBHIOBATH IIE 3
MOPOTOM TOTOBHOCTI IIJIATUTH, KM BCTAHOBJIICHO B YKpaiHi, TO BCE BKazye Ha
EKOHOMIYHY HEIOIIIbHICTh 3acTocyBaHHS Takoi MT. PazoMm 3 TuM, mpaktuka
CBIIUNTh, IO y JEAKHUX BHUIIaJKaX IMEPEroBOPH MK BHUPOOHHUKOM 1 TJIATHUKOM
MOXXYTh JAaTH TEBHUM Pe3ynbTaT y HAMPAMKY MiJBUINCHHS TOCTYMHOCTI JI3 ms
naiieHTa Ta oTpuMaHHs HeoOximHux manux (RWD). lle BHIaeThCss MOXKIMBUM Y

pasi yKjiaaJaHHs TOTOBOPIB KEPOBAHOIO JIOCTYIY.
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2.5Anani3 BiuiuBy MT Ha cucTeMy 0XOpOHH 310POB’sl i Ha O10/IZKeT

[TpoBeneHO po3paxyHOK BILUTUBY Ha OFOJKET MPOTITOM (FOPU30HT — 5 pOKIB)
3 ypaxyBaHHSM JUCKOHTYBaHHS (7%), 4aCTOTa HOBHX BHITAJIKIB MYKOBICIIHI03Y Ha
PIK CKJIa/ia€ y CBITOBOMY MaciuTabi y cepeaabomy 3 %.
PesynbTaTi po3paxyHKiB MpecTaBiIeHo y Tab. 2.6.
Tabnuys 2.6

Brumis Ha Gro/keT nipu hapmakoTepanii MykoBiciiuio3y Tpukadra

Cyma, rpa

1 pix 2 pix 3 pik 4 pix 5 pik

4728 621 282 | 5201483 410,2| 5721631751,22 | 6293794 926,34 | 6923 174 418,97

[Ilopoky mAomaeTbcsi MPUPICT KUIBKOCTI MAIEHTIB 1 BPaxOBYEThCS
Koe(DIilieHT JTUCKOHTYBaHHs (y HamoMy BUNAAKy Iie pasom 1moc 10% Bin
BapTOCTI 3aXBOPIOBAHHS LIOPOKY).

Tak, 3 ypaxyBaHHAM JMCKOHTYBaHHS CyMa 3a 2-i piKk CTAaHOBUTHME!

4728 621 282 x 1,1 =5 201 483 410,2rpn

3 pik=5201483410,2 x 1,1 =5721 631 751,22rpH

4 pix =5 721631 751,22 x 1,1 =629 379 492,63rpH

5 pik =6 293 794 926,34 x 1,1 =6 923 174 418,97rpu

Otxe, y axocti MT aiis nikyBaHHS MyKOBICIIHI03Y MU JTOCIIIAIIU TIpenapar
3 JIIOYMMHU pEUYOBMHAMM 1BakadTopa, Tezakadropa Ta einekcakaprTopa, a came
Tpuxadra Tadbnerku nmo 100 mr/50 mr/75mr+150mr Ne 84 (BupoOHuuTBa Vertex
Pharmaceuticals, CILIA).

3a pe3ynbTaTaMU MPOBEACHUX PO3PAXyHKIB BCTAHOBJICHO IYy)KE€ BEJIUKHUUN
BaJIuB Ha OropxeT naHoi MT juist JmikyBaHHS MYKOBICIIMZI03Y, HECHIBCTaBHUM 3

IMOKAa3HUKaMH «T'OTOBHOCTI IJIATUTH.
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BucHoBkH 10 po3aity 2

3 Bukopucrtanusm Merononorii OMT, 3anpononoBanoi B Hacranosi CT-H
MO3Y 42-9.1:2023 «J/lep>xaBHa OILIHKA MEIUYHUX TEXHOJOTIH IS JIKApChKUX
3aco0iBy», 3arBepmkeHid HakazoM MO3 Vkpainu Ne593, mpoBeneHO OLIHKY
KJIIHIYHOT €()eKTUBHOCTI, O€3MeKH, €KOHOMIYHOI €(PEeKTHMBHOCTI Ta BIUIMBY Ha
OIO/KET MEIUYHOI TEXHOJOrli — KOMIUIeKCHOro rmpenapary Tpukadra, 10

IpU3HAYCHUHN JJIS JTIKYBaHHS P1KICHOTO 3aXBOPIOBAHHS — MYKOBICIIUI03Y.
KoMmmnaparopom y mopiBHsAHHI BUCTYIAIK TpH okpemi npemnapatu, Kalydeco
(iBakadTop), Symdeko (re3axadrop/ iBakagTOp) 1 Orkambi
(momikadrop/iBakadTop), sKI 3a3BUYAil  3aCTOCOBYIOTHCSI B KOMILIEKCI 1
BUPIIIYIOTh TaKy X 3aJady, K 1 KoMruiekcHui JI3. 3a KIIIHIYHUMH TapaMeTpaMu 1
napamMeTpamMu O€3MeKu 3BHYaiiHO, 1HHOBAL[IMHUN KOMIUIEKCHUM Ipernapar
Tpuxadrta mae 3HauH1 nepeBaru. Pazom 3 TuMm, 4epe3 HaATO BUCOKY LiHY () meit JI3
€ HEeJOCTYIHUM ISl HACEJICHHSI Ta JJIsl 3aKyMiBJi 3a OrokeTHI komTH. Ha Hamry
JIyMKY, JIOouuUibHO BkiIouuTu 1eil JI3 mgo mepeniky JI3, nmns skux mnoTpiOHO

IIPOBOJUTH IICPCMOBUHHU HJI YKIAJJaHHA IIOFOBOpiB KCPOBAHOI'O AOCTYILY.
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PO3/LI 3
HATIPSIMKH YIOCKOHAJEHHSI ®APMAIIEBTHYHOI JOTIOMOT T
OP®AHHUM XBOPUM

3.1 IopiBHsJILHUI aHATI3 TOCTYNHOCTI OppaHHUX NpenapaTiB y

CHIA T1a €Bponeiicbkomy Coro3si

Kiac opdannux JI3 mBUAKO pO3BUBAETHCS, A€ HAAIIO 1 HOBI MOYKJIMBOCTI
JIKyBaHHS JJIs TAIlI€HTIB, IO CTPaXmaroTh Ha P3, ski Hapasi MarOTh 0OMEKEHI
MOJKJIMBOCTI JiikyBaHHs [1, 2, 3]. HaTomicTh BUBEJCHHS Ha PUHOK IHHOBAIIHHHMX
BUCOKOBapTiCHUX JI3 € KIIF040BUM (PaKTOPOM 3arajbHOTO 3pOCTaHHs BUTpaT Ha JI3
1 cTBOpro€e (hiHaHcoBl npoodsemu st cuctem O3. CBiToBi npojaxi opdannux JI3 y
2019 p. ominoBamu B 136 mupa. gon. CIIA, Tto6to 16% CBITOBOrO pUHKY
penentypuux JI3 [4]. 3a nporHo3amu, 3pocTaHHs npojaxiB ophanHux JI3 y cBiTi
Ha 12% Ha pik no3BoHTH gocsarta y 2024 p. 242 mupna. mon. CIIA (20,3%
cBiTOBOTO pUHKY) [4]. V mepioa 2010-2016 pp. aunamika puHKy opdanuux JI3 y
€Bpori oniHoBaacs y 16% Ha pik, 1110 HabaraTo BUIIE HDXK 3arajibHe 3pOCTaHHS
puHKy [5]. Ananorivo, yactka opdannux JI3 cepen ycix HOBUX JIIKiB, CXBAJICHHUX
FDA, 3pocna 3 23% y 1998-2007 pp. no 42% y 2008-2017 p., mpu 11boMmy B
2018 p. 6ymo 3apeectpoBano 34 HoBux opdanHux JI3, mo cranoBmio 58% ycix
cxBajenux JI3 [6], a y 2011-2016 pp. kinbkicTh opbhanHux JI3, 103BOJICHUX IS
Bukopuctanns B €C, 3poctania Ha 18% Ha pik [ 7 |.

Tepmin «opdanni JI3» y €C BukopuctoByeTbes s JI3, npusHayeHUX ISt
JIKyBaHHsI 3aXBOPIOBaHb, 110 BpakaoTh MeHIe Hix 0,05% nacenenns, a B CIIIA
— MeHm HiK 200 THcsu ociO. Ilicna yxBanenns 3akony CIIA mpo opdanni
saxBoproBands (ODA) y 1983 p., a motim, y 2000 p. — Permamenty €C mpo
opdanni mnpemaparu (Ne 141/200), ximpkicts opdannux JI3 3HauHO 3pocia,
dbapMKoMIlaHii crpsMyBajdud TOTYXHI pecypcu Ha Oopors0y 3 P3. Ilpotsrom

OCTaHHIX POKIB TPHUBAE AMCKYCiS HABKOJO AOCTYMHOCTI opdanHHux JI3, mob
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nocsarTd OanaHCy BIPOBADKCHHS 1HHOBAIlM Ta cTpuMmyBaHHs BuTpar Ha O3 [11,
12].

Craryc opdannoro JI3 moke 3 YacoM 3MIHIOBATHCS 1 MPUCBOIOETHCA
KOHKPETHOMY TIOKa3aHHIO, a He camoMy JI3. Takum unHOM, 13 3arainbHOI KITBKOCTI
503 opdannux JI3, cxBanenux y CILIA cranom Ha cepnenb 2018 p., 394 (78%)
Manu Tuibku opdanni, a 109 (22%) — Takox 1 1HII Toka3zaHHs. Butpatu Ha
opdaHHi1 OKa3aHHS CTAHOBIIATH MMOHAJl TPETUHY BiJ 3arajibHUX BUTpAT Ha Bci JI3 B
uid rpymni. Burpatu B 2017 p. na JI3 tiieku s P3 cranoBunu 43 mupa zoo.
CIIA, mo cranoBuwino 9,6% Bix 3aranbHUX BUTpaT Ha JI3 13 cepenHbOpiUHUM
temrioM 3pocTtaHHs 11,4% 3a 5 pokiB. Y TOi yac K Ha onxHl ¥ 11 cami JI3 3a
opbaHHUMHU Ta HEOpPaHHMMHU IOKa3aHHAMU Oyno BuTpaueHo 112 mupz. o
CIIA, Tob6To 25% Bin 3aranpHux BuTpar Ha JI3 [18]. Tak, xo4a OijbIla YyacTHHA
MpoJaXiB MpHMaaana Ha He-opdanHl nokaszanHs, 7 13 10 JI3 i3 HailOuIbIIUMU
cBiTOBUMH npoaaxkamu y 2017 p. 6ynu cxBaneni FDA 3 opdannumu nokazanHsIMu
[19, 20].

OCKUIBKM ~ OYIKYETBCS, 1[0 3pOCTaHHS BUTpaT Ha opdanni JI3
IPOJOBXKUTECA, moJiTUKaM (O3 HE0oOXIJHO peTeabHO PO3IJIAHYTH MUTaHHS
¢diHancyBaHHS Ta ynpaBmiHHS opdanHumu JI3, mob6 3abe3nedynTH MUPOKUI
cycniapHUM JgocTyn. CHeKTp TPOMaJChKUX IPOIO3HIlIHA, IO OOTOBOPIOIOTHCS B
€C, chnpsMOBaHMX Ha 3HIKEHHS WIH 1 PO3LIMPEHHS JIOCTYIy MAallI€HTIB [0
opdhannux JI3, mictuTh MomudiKaliio BUKOPUCTOBYBAHMX METOJIB (hapMaKo-
€KOHOMIYHOI OILIIHKM, KOOpPJIMHALII MEPEeroBOpiB 3 BIAIIKOAYBaHHS BUTpPAT 1
HIHOYTBOpEeHHsI Ha piBHI €C 1 NOCUJIEHHS MIATPUMKU Ta IIMPLIE BUKOPUCTAHHS
HEKOMEPIIIHUX OpraHi3ailii y momykax HoBux opdanuux JI3 [24].

Bucoki 1inu Ha opdanni JI3, mopiuHa BapTICTh Tepamii SIKUX 3a3BUYAil
nepeurirye 100 Ttuc. gon. CHIA Ha oOIHOTO MAalli€HTa, IO MOSCHIOIOTHCS
BUPOOHMKAMHU 3POCTAIOUMMH BUTpaTaMU Ha JOCTIDKEHHS Ta pO3poOKy, €

KIIFOUOBUM YMHHHWKOM 3POCTAaHHA BUTPAT Ha JIKH.
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[IpoBeneno nmopiBHAHHSA IiH Ha op¢anHi JI3 Ha 1BOX HAHOUIBLIINX CBITOBHX
dapmpunkax: CHIA ta €C, ki B CyKynmHOCTI 3a0€31euyioTh MoHa 2/3 CBITOBOTO
obcsry iHBecTulli y R&D B iHHOBaITii.

Opdanni JI3 sBast0TH CO00I0 HE TUTHKM HAHOUIBIIINMN 1 IIBUAKO 3POCTAIOYHIA
CErMEHT 3 MOTJsiAy raily3eBux iHBecTHIld y R&D, ame takox € mxepeioMm
HAaWIIBUIIONO 3pPOCTAHHS 3arajbHUX BUTpaT Ha JI3 Ta BUKIMKAIOTH JyKe
EMOIIIITHY TPOMAJChKY IHMCKYCIIO MO0 BapTOCTI OKPEMHX BHUJIIB JIKyBaHHS, SKi
3a3zBu4ail nepeuiryoTh 100 Tuc goa. CIIIA Ha ogHOTO Mali€eHTa Ha pik.

[TopiBusiHHs 1iH Ha JI3 Ha pI3HUX pUHKAX HEMPOCTO, HAcaMIIEpel uepes3
OOMEKEHY AOCTYNHICTh JTaHHUX, HEPO3KPUTI JlaHl MpPO 3HMKKHU, KOH(DIIEHIIHI
yroau 3 IUIaTHUKaMH, a TakKoX pPI3HOMAHITHICT, pPO3MIpPIB Ta IepeBar
MPEACTABICHUX HA PUHKY JIIKIB.

Xoua B €C odiiiiHO MOTOIKEHI MPEUCKYpaHTHI LIHK Ha KOMIIeHcoBaHi1 JI3,
SK TMPaBUIIO, 3arajdbHOJOCTYIIHI, 1H(OpMAIisS MPO MEPEroBOPH B KOXKHIM KpaiHi
MK BUPOOHMKAMHM Ta YHNOBHOBaXCHUMHU OPraHAMM, a TAKOXK iX 3HMKKHA (1HOMII
HAJAI0THCS OKPEMHM JIIKapHSAM) a0o 1HII 3aXO0JU MI0JI0 CTPUMYBAHHS BUTpAT HE
MyOJIIKYEThCSA. 3a3BUYAl HE PO3TOJIOLIYEThCA MyOdiyHO. 3 KpaiH, OOpaHuX s
nopiBusHas (6 kpain €C), mume Himewyunna odiniiHo mnyOmiKye piBeHb
OOOB'A3KOBUX 3HIDKOK, 110 JOpiBHIOE 7%, po3paxoBaHWl HA OCHOBI
NpEeCKypaHTHUX LiH. PO3MIp cepenHboi 10AaTKOBOI 3HMKKH, HaJlaHOT Ha op(aHH1
JI3 y Honpmr y 2018 p. cranoBus 17%.

Y CHIA curyamis cknagHima. Yepe3 neneHTpaiizoBany mojaenb O3 Ta
MEIUYHOTO CTpaxXyBaHHS I[IHM, MPOMNOHOBAaHI PI3HUM KileHTaM Ha JI3, MOXyTh
3HAYHO BIJIPI3HATHUCS, MPU [IBOMY Ha PI3HUX PIBHAX CTPYKTYP PO3MOILTY abo
CTpaxyBaHHSI 3aCTOCOBYIOTHCS Pi3HI CTPYKTYPU MOTEHUIMHMX 3HUKOK. OCKUIBKH
JaHl MpO CIUIA4€H1 I[IHU, SIK MPaBWIO, HE € 3arajbHOJOCTYITHUMH, JOCIITHUKA
3a3BUYail BUKOPHCTOBYIOTH IS TIOPIBHSHHS 3araJibHOJOCTYITHI CEpelHI I[IHU
ontoBukiB (AWP) abo Butpatu Ha npuadanus ontoBukiB (AWC). Bonn noxoastsb
BiJl BUpOOHUKIB JI3 1 BIAHOCATHCS 70 BIAMYCKHUX 1iH 0€3 ypaxyBaHHs 3HMKOK. Ha

HACTYMHUX €Tanax BOHU KOPUTYIOTbCS 3 YpaxyBaHHSIM NPHUOIU3HOIO pIBHS
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PUHKOBUX 3HIKOK, 110 OIIIHIOETHCSI HA OCHOBI pe3yJIbTaTiB pi3HUX 3BITIB Medicare
ta Medicaid, a Takoxx creriaabHO PO3POOJICHUX TPOMAICHKHX 1 HE3aJIEHKHUX
JTOCJTIIKEHD.

Y nmocnmipkeHHI BUKOpHCTaHO TmpeiickypanTHi winu mus €C. Y CIIA
BUKOpHUCTaHI I[IHU, BCTaHOBJeH1 J[lemapramenTtom y cnpaBax BerepaHiB CIIIA
(VA), sixk HnXHii KopjioH 3acTtocoByBanux g0 CHIA min Ha JI3 [28].

Peectpanis opdannux JI3 y €C nentpanizoBana EMA, a 1miiHoyTBOpeHHS Ta
BIJINIKO/TYBaHHS € BUKJIFOYHOIO BIAMOBIAAIBHICTIO OKPEMUX KpaiH. 3a3BUYai I[iHU
BCTAHOBIIIOIOTHCSI 'y TIPOIIECI TEPEroBOpiB MPO BIAMIKOAYBAHHS BUTpPAT, SKi
IPOBOJATHCS MIK BUPOOHUKOM Ta Jep:kaBHUMHU ycTaHoBamu O3. VY OuibmIOCTI
kpain €C 1iHU Ha JIKU, 10 HE KOMIECHCYIOTHCS, € BUIBHUMH. Y3TOJDKEHI MicIis
NEPEroBOPiB PO BIIMIKOAYBAHHS L[IHU € O0OB'I3KOBUMHU HA TEPUTOPIi KPAiHU.

Bubip kpain €C 6yB 00yMOBJICHH pI3HUM PIBHEM €KOHOMIYHOTO PO3BUTKY,
YUCENBHICTIO  HACEJEHHS,  TreorpagiyHUM  pO3TallyBaHHAM,  Mpodiaem
(bapManeBTUYHOI MPOMHUCIOBOCTI, piBHEM pO3BUTKY O3, a TaKOX MOJITUYHUM YU
HopMmaTuBHUM nocBiioMm €C. Bximrodeni B aHamiz Himewyuwmna, ®paniis, Janis,
Icnanis, I'penis ta Tlonbima, mo pazom ckianarts 50% Hacenenns 1 BBIT €C, €
no0pe audepeHIiiioBaHuM CIIEKTPOM KpaiH 1 rapHUM ToJIaHHsIM Bchoro €C.

[IpoBeneno mopiBHsSHHA I1iIH Ha 139 mnpemapatiB, cxBaireHux EMA 3i
crarycoM opdanuux JI3, skuii Oyso B3aTo 3 inTepHeT-caiity EMA [32]. Crincok i3
593 JI3, cxBanenux FDA mist 3actocyBanns B CIIIA 3i crarycom Orphan Drug (ua
31.12.2019 p.), 6ymo B3sto i3 caiity FDA [33]. O6uaBa criucku OyJiu 3iCTaBJICHI i
Oynu inenTudikosani 104 JI3 31 cratycom opdanHoro, npucBoeHuM sk EMA, tak 1
FDA. 3 noganeiioro anamsy sukimoueHi 7 JI3 (Jlakoren, Excmkan, OpdaniH,
Pagikti, Cikioc, Bory6is / Adinitop, Kcanynpin / Ilypikcan), reHepuKku SIKHX
JOCTYIIHI Xx04a O B OJHIA 3 MOPIBHIOBAHUX KpaiH (1100 BUKIIOYUTH I[IHOBI
BigminHOCTi), 4 JI3, miHa Ha ski JlemapraMeHTOM y CrpaBax BeTepaHiB He Oyia
BCTaHOBJIGCHAa Ha MoMmeHT otpumaHHs gaHux (Koaramekc, [I'mionaw,
Jlitax/Jleycratun, Cruenece) ta 2 JI3, 1iHa Ha siki He OyJia BCTAaHOBJICHA Ha JaTy

JpKepelia 1aHux y Oynb-sikii 13 aHanizoBanux kpain €C (Mepsevil, Poteligo). Kpim
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TOTO, W00 YHUKHYTH CHUCTEMAaTHMYHOI MOMHJIKH, TOTEHIIHHO BHUKJIMKAHOI
HASBHICTIO PI3HUX TaJleHOBUX (popMm (TmepopaibHa, BHYTPIIIHbOBEHHA) y PI3HHUX
KpaiHaxX, MU PO3IUTIIIM JJIS aHATI3y MepopajbHy Ta B/B HOPMHU ABOX MPOAYKTIB
(Cresemba, Prevymis).

Opdanni JI3 posmimmnmu Ha 1B1 rpynu: «TUIbKM OJHA Ta 1JCHTHUYHA
ylakoBKay, L0 BU3HauYaeThcs AK JI3, skl mMpoJaroThecsi B yCiX aHali30BaHHUX
KpaiHaX TIABKA B OJHIM Ta 1JEHTHUYHIA yHakoBIi (OJUH THI YHNAKOBKH 3
OJIHAKOBOIO 103010, KUIBKICTIO OJIMHHUIIb, KOHIEHTPAIIEIO TOLIO, aj€ MOXE MaTH
HIIIy TOPrOBY Ha3BYy) Ta «lHIIE TUIBKU B OAHIN Ta 1ACHTUYHIN yIaKoBIL» IS BCIX
IHIIMX MpoaHaii3oBaHux JI3.

Takox JI3 monineno 3a pokom cxBaneHds FDA: no nepioi rpynu yBidum
JI3, 3apeectpoBani FDA y 1996-2014 pp., 1o apyroi — OuTbIT HOBi, CXBajeHi y
2015-2019 pp. Linu nopiHtoBanucs 3a 2021 p. mist Toro, mob nepeBipuTH, YU
MOKe OLIbII TpuBaje mepeOyBaHHA HA PUHKY MPU3BECTH JI0 OUIBII BUCOKOT
pi3HUII IiH. SKIIO e Tak, TO II€ MOXE€ CBIIYUTH MOpPO T€, IO KOOPIAUHAIIS
MDKKpaiHHOI I[IHOBOi cTpaTerii BUPOOHUKIB 3 4aCOM CTa€ OUIbII CyBOPOIO abo 110
st JI3 3 Oulbll  TPUBAJIOID NPHUCYTHICTIO HA PHUHKY I[IHOBA THYYKICTb,
MpE/ICTaBIeHa BUPOOHUKAMH, 30UIBIIYETHCS Ta OUIBII UYyHHO pearye Ha 3aluTu
KJTIEHTIB.

[TincymMKoBwHii crTUCOK CTaHOBUB 93 HaltMEHYBaHHS.
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Tabnuys 3.1

Opdanni JI3, Bnepue cxBasieni FDA y 1996-2014 rr.

Opd¢anni JI3, Bnepie cxBajieni FDA y 2015-2021 rr.

HasBa Openna

MHH

HasBa Openpa

MHH

Anuerpuc OpeHTyKciMad BEIOTHH Bpineiipa nepIinonasa anbda
I"azuBapo (I'azuBa B CIIIA) 001HyTY3yMab Hedirenio nediopoTua
XeTinio3 Ta3uMEITEOH Emigionexc KaHHaO01110J1
Iakpenekc MeKacepMiH Tamadomnyg Mirajacrar
Mo3zo6ui iepikcagop Kanyma ceberminasa anbda
Minotapr reMTy3ymMad 030raMmiluH Kumpus THCAreHJICKIEHIEN
TUIBKM OMHOYHA 1 OKCOJIOTPEOTH]T JTFOTELIUS
. Harnaszum rajcynbhasa JIroTaTepa
IZICHTHYHA YIIaKOBKa (177Lu)
Comnipuc eKyJi3ymad JlrokcrypHa BOPETUTCHE HENIAPBOBELL
Tob6u [lonxanep TOOpaMUIUH (ToXanep) Omnnarrpo MaTUCUPAH
Bimizum enocynbdasa anbda OxkcepBar LIEHEeTepMiH
Kcarpua (Arpunun B CILA) aHarpenuy Cnunpasa Hycunepcen
Tercenu 1HOTEepCeH
Xocmara TUITepUTHHIO
Heckapra aKCUKaOTareH IUIoNeyIe
Anemriac puonuryar becnionca 1HOTY3yMa0 030TaMillMH
1HIIIE TIJBLKHU B OJHIN 1 ) .
N ) Anbypazum JapoHiiasza Kabmisi Karuranu3ymao
OJTHAKOBIH yIaKoBIIi
Anmponukc e TpeHoHaKor anbga Kpezemba 13aByKOHa30J1
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Opdanni JI3, Bnepuie cxBasieni FDA y 1996-2014 rr.

Opd¢anni JI3, Bnepie cxBajeni FDA y 2015-2021 rr.

AppanoH (Atpianc B €C) HenapaOuH Kpeszemba (imx.) 13aBYKOHA30JT JJIs 1HEKITIH
bainuTo onmuHaTyMOMAab Kpucsura Oypocymab
KaprirominoBa kucnora .
(Carbaglu 5 €C) KapryMiHOBa KUCIIOTa Hap3anekc napaTymymao
Cepnenbra eniraycrar JiakomuT CTUPINIEHTOJI
Komerpuk/KabomeTukc Ka003aHTHHIO dapumax MmaHoOiHOCTAT
Enanpaza inmypcyibdaza Py3ypru (®@ipaarnce B €C) amidaMpuInH
EcGpuer nupdeHiTon ®akrop IX (Idelvion B €C)  anbOyrpeneHoHakor ajibda
®dabpazum araicujasa 0era Harmap IapaTUpEOiJHUN TOPMOH
®upazup iKaTuOaHT Hunnapo ikcazomi0
Ixmrocur MIOHATHUHIO OxanuBa 00eTHxoJeBa KHCI0Ta
IMGpyBiKa i6pyTHHi6 Hel"iJ'IBOBaHi. JIIMOCOMAJIbHI ~ IpUHOTEKaHa rinpoxnopnny
Onivyde TPHUTiIpaT
[Momanuct (ImaoBuz B €C) MIOMAaJIiI0OMi T Konbam (Opdakorn B €C) ’KOBYHA KHCJIOTa
Kamunexo iBakaTop [Maninzix neraaiiasza
KyBan canponTepuH [IpeBumic JETEpPMOBIp
Kinponuc Kkap(puia3zomio [IpeBumic UHX. JlerepmoBup 11 1H’ €KLIN
Mpsutenita METpEIenTHH Kap3uba TUHYTYKCUMab Oeta
JIromizum (Muosum B €C) ANTIIIOKO3U/a3a amb(da Punant MHUJIOCTaypUH
HexkcaBap copadeHund CrpeHcux acdorasa anbpa
Odeen HiHTeIaH10 Cumaexko/CuMKeBi iBakagTop/Te3akapTop
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Opdanni JI3, Bnepuie cxBasieni FDA y 1996-2014 rr.

Opd¢anni JI3, Bnepie cxBajeni FDA y 2015-2021 rr.

Oncymur MaIUTCHTaH Tax3upo JaHaneymao
[enes i6ynpoden Tenaguna Tiorena
[Tpokucoi MepKarnTaMiH, UCTeaMiH Bingamakc/Binnakennb tadaminuc
Gattex (peectuB B €C) TEIyTIyTH]T Bakikc MITOI3aHT
PeBimumin JICHAI1TOMIT Kcepmeno TEJIOTPUCTAT ETUIT
[Tpoakta (Revolade B €C) enTpomooIar Nonnenuc TpaOeKTeIuH
Cuprypo OenakBiIiH 3erona Hipanapub
Comageprt MErBICOMaHT
CunibBaHT CUJITYKCHMA0
Tacunbs HIJIOTHHIO
Tamigomin TaJIJOMIT
Tpucenokc TPUOKCHUJI MUILISIKY
Benragic 170MIpOoCT
Brpus BeJarjrolepasa anbda

Bikceoc ninocoManbHUN

JayHOpYOiMH/IUTapadin

INansun (Bins3un B €C)

OWHK

Curnigpop/Curnidop JIAP

nacipeoTu
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Jlna mopiBHSHHS LiH y KpaiHax €C BHUKOpHCTaHI omyOJikoBaHi OQiliiHI

npeiickypantai 1, ans CHIA — uinm VAFSS, Bu3HaueHi sk HUXYI 13 JBOX

piBHiB 1iH (FSS Ta «Benuka uerBipka»), BcTaHOBIeHI MiHICTEpCTBOM y CIIpaBax

BerepaniB CIIIA (VA). Jlami npo mopiBHSUIBHI MiHM Oymm  3i0paHi 13
3arajqbHOJOCTYITHHUX JKEPET.

Tabnuys 3.2

Jl>xepena JaHUX TPO LIHH

Kpaina :xepesio naHux IMocunanus

Laegemiddelstyrelsen,

Hanis https://www.medicinpriser.dk/
Z[aHCLKC MEA. ar€HTCTBO
MiH. com. crpas i O3, http://medicprix.sante.gouv.fr/medicprix/
Opannis  [ndopm.areHiiis 3 TUTaHb https://www.atih.sante.fr/unites-communes-de-
rocriranizamil dispensation-prises-en-charge-en-sus
BJI ABDA,

Pharmazie.com/IFA
Himeuunna GmbH, Informationsstelle
fiir Arzneispezialititen

https://go.pharmazie.com/en/drug-databases/
http://www.ifaffm.de/de/ifa-gmbh/firmenportraet.html

GmbH
https://www.moh.gov.qgr/articles/times-

Coew MO3 Tpersi farmakwn/deltia-timwn/6583-deltio-

pelA pelti anathewrhmenwn-timwn-farmakwn-anthrwpinhs-

xrhshs-dekembrioy-2019
Hossma MO3 http_s://www.qov.pl/web/zdrome{refu ndaC|a3_
[Tonpmia https://www.nfz.gov.pl/aktualnosci/aktualnosci-
Hart. poux O3 (NF2Z) .
centrali/

Icnanis Binank Banemekym https://www.vademecum.es/productos-vademecum

Icrranis

AHani3 mpoBoJMBCs mapaienbHo: nopiBHioBanmucsa 1iHu B CIIA 1 €C, a
TaKOX TOPIBHIOBAJIMCS 1IHA B OKpeMux KpaiHax €C i3 cepeIHIMH LiHaMHU y ITUX 6
kpainax €C.

VYci noctynHi gaHi npo 1inu 0ynu o0'enqHani B oauH daiin Excel okpemo st
KOXKHOT KpalHU Ta KOKHOT'O THITYy YITaKOBKU. byb-sika pi3HHUI y (HOpPMi BUITYCKY
(Tabnerka/kamncynaa/po3unH), 1031 J1I040i PEYOBMHU Ha TaOJETKy/Karcynry, M
po3urHy, 00’€Mi pO3UHMHY a00 KIJBKOCTI TabJIeTOK/Karcys/(iakoHIB B YIaKOBIII
po3risnanacs sk pi3Huil Tan ynakoBku. [{inu 3 [Toasmii (PLN) Gynu nepepaxoBani

B €BPO, a IIIHU B €Bpo Oymu mepepaxoBaHi y moi. CHIA 3 BUKOpUCTaHHSIM


https://www.medicinpriser.dk/
http://medicprix.sante.gouv.fr/medicprix/
https://www.atih.sante.fr/unites-communes-de-dispensation-prises-en-charge-en-sus
https://www.atih.sante.fr/unites-communes-de-dispensation-prises-en-charge-en-sus
https://go.pharmazie.com/en/drug-databases/
http://www.ifaffm.de/de/ifa-gmbh/firmenportraet.html
https://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/6583-deltio-anathewrhmenwn-timwn-farmakwn-anthrwpinhs-xrhshs-dekembrioy-2019
https://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/6583-deltio-anathewrhmenwn-timwn-farmakwn-anthrwpinhs-xrhshs-dekembrioy-2019
https://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/6583-deltio-anathewrhmenwn-timwn-farmakwn-anthrwpinhs-xrhshs-dekembrioy-2019
https://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/6583-deltio-anathewrhmenwn-timwn-farmakwn-anthrwpinhs-xrhshs-dekembrioy-2019
https://www.gov.pl/web/zdrowie/refundacja3
https://www.nfz.gov.pl/aktualnosci/aktualnosci-centrali/
https://www.nfz.gov.pl/aktualnosci/aktualnosci-centrali/
https://www.vademecum.es/productos-vademecum
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cepenaroro oominaoro kypcy EUR/PLN = 4,3 ta EUR/USD = 1,1. VYci mian €C
Oymu TpoaHasi30BaHi Ha PiBHI IMiH BUPOOHUKA 0€3 MoMaTKiB 1 HamiHOK. OCKITBKH Y
[Tonbmii omy6mikoBaHi iHK BkiarovaroTh [1JIB (8%), Mu nepepaxyBainu 11l 1IHA Ha
YUCTI IIHH.

Ha nepmiomy erami mu o6'ennanu ta nepeenu B goi. CIIA Bci maHi npo
I[IHK, PO3IICH] JI1 KOXKHOTO THITY YITaKOBKH, B ogHOMY (aitmi Excel. Pi3ui Tumnum
YIaKOBOK BHW3HAYAJIMCS HA OCHOBI BIAMIHHOCTEH y ¢dopmi BUIYCKy (Tabierka/
KarcyJia/po34nH), 1031 Ha TabJIeTKYy/Karcyiy, KOHIIEHTpaIlil Ha MJI, 00'€éMi pO3UUHY
a00 KIJTbKOCTI TaOJIeTOK/Karcy/GpiakoHiB B OAHIN yIaKOBII.

Ockinbku anamizoBani JI3 B €C ta CIHIA npexacraBieHi y pi3HUX go3ax/
po3Mipax YMakKoBKH, IPOCTE MOPIBHSIHHS I[IH OYJI0 TEXHIYHO HEMOXJIUBUM. Tomy
JUTSI KOYKHOT KpaiHu Ta TUIy ynakoBku B bJ] Mu okpeMo po3paxoByBajau KiTbKiCTh
Ji10401 pevYoBHMHM B Milirpamax (Mr) abo MikHapoaHux oauHHIsXx (MO)
BI/IMOBITHO 3 HACTYITHUM PO3paxyHKOM IiHHU 3a 1 Mr abo 1 MO. HaiiHmxk4a mina
JUTsl KoskHOTO JI3 B KOXKHIM KpaiHi Oysio 0OpaHO Ta BUKOPUCTAHO ISl TOJAJIBIINX
po3paxyHkiB criBBigHOIIeHHs IiH. [y nopiBHsHb CIIIA 1 €C criBBiIHOIIEHHS
I[IH BU3HAYAJIOCs SIK CIIBBIHOIIIEHHS MK HalHmk4oro 1iHO0 VAFFS y CIIIA 3a
Mr/MO Ta HalHIKYOIO IIHOIO0 y crmucKy kpaiH €C, Toal sK AJis BHYTPIIIHHOTO
nopiBHsgHHS €C CHIBBIAHOIICHHS I[iH BHU3HAYANOCS SK CIIBBIJHOIICHHS MIXK
HalHMKYOIO I[IHOIO B aHaJi30BaHIil KpaiHl Ta CepeJHE 3HAYEHHS BCIX JOCTYIHUX
HalHKYKUX 1iH 32 MT 260 MO y 6 kpainax €C. s tprox JI3 (Jlyrarepa, Kimpis
ta Meckapra), mms AKX He OYyIM 3aCTOCOBHI BHMIiproBaHHA B Mr a6o MO,
CHIBBIIHOLIEHHS I[IH PO3PAXOBAHO HA OCHOBI YIIAKOBKH.

Ham cepenni cmiBBiguomenHs miH CIIA ta €C Oynu po3paxoBaHi OKPeMO
JUTSL KOYKHOI 3 6 kpain €C y BUBHAUYCHHX PaHIIIe CETMEHTAX K CEpeIHE 3HAYCHHS 3
BIIMOBIHUX CIIBBITHOIICHHS IIIH CErMEHTa, PO3paxOBaHUX IS ITi€l KpaiHU.
CepenHi CHIBBIAHOIICHHSI I[iH OyJlIM TaKOX pPO3PaxOBaHI Yy BCIX BHU3HAUYEHUX
cermentax st CIIA 1 kpain €C pa3oMm, K cepelHe BiJ BIAMOBIAHUX IS
aHaAJTI30BaHOTO CETMEHTA CIIBBIAHOIIEHD I[1H, PO3PaX0OBaHUX IS BCiX 6 kpain €C

pasom.
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CmiBBigHomenns wiH s okpemux kpain CHIA/€C, CILIA/6 kpain €C
CHUIBHO, a TaKOX BHYTpimIHI opiBHIHHA €C Oynu mpoaHaai3oBaHl Ta MOPIBHSIHI
ONMH 3 OJHUM Yy TIEBHMX CErMEHTaX Ta TEepeBIpeHI Yy TOPIBHIHHI 3
nepeadadyBaHOIO TIOTE3010 MPO «BIACYTHICTH PI3HUIN B IIIHAX
Mu TakoX TOpIBHSUIM KUIBKICTh BiAIIKOJOBaHUX opdannux JI3 (3
BCTAHOBJICHUMHU MPEUCKYPAaHTHUMHU I[IHAMHU B KOXHINA aHamizoBaHii kpaini €C)
cepen yCiX MpoaHaTi30BaHUX KpaiH Ta MEPEBIPUIM HOT0 Ha MPEIMET MOMKIMBOTO

3B'SI3KYy 3 HOMiHaJIbHUM 3HaueHHsM BBII Ha gyiny HaceneHHs.

3.2 IlopiBusinug uin Ha opganni JI3 CLHIA ta €C

KinbkicTh MOpIBHIOBAaHUX TMpemnapaTiB, BUIW YMIAKOBOK Ta 3HAYCHHS
pO3paxoBaHUX I[IHOBUX KOEQIIIE€HTIB MpeCcTaBIeH] B Tadu. 3.3.

Tabnuys 3.3

[TopiBusinug 1iH Ha opdanni JI3 y CIIIA Ta 6 xpain €C (Hanis, Opaniris,

Himeuunna, I'pentis, Icnanis, [onbia).

[TopiBHIOBaHI Qp(baHHl JB.V . . Opanni H? i, 3ara.
) * «TinpKH B OQHIN 1 TIIBKY B ONHIN 1 i7€HT.
optanni JI3 o e A K-Tb
Koaitia OJIHAKOBIH YITAKOBITI» YITaKOBIT S,
p CmisBigd. | CmisBind | CroiBBiga | CmiseigH | CoiBBigd. | CHoiBBigH TI/IHiB.
1" " " I1H " iH K
(xk-tp) |(BapricTh)| (K-TB) (BapricTh) (xk-tp) | (BapTicTh) yrar.
CIIIA ¢* 95 25 70 221
Himeuunna 91 1,49 24 1,38 67 1,53 223
Hamis ® 83 1,46 20 1.11 63 1,57 164
Icrianig 60 1,57 15 1.44 45 1,61 96
Opaniris ° 54 1,86 15 1,54 39 1,97 110
I'pertist ® 49 1,81 10 1,81 39 1,81 92
ITosbma ’ 26 2.11 6 1,69 20 2.24 52
Pasou 6 363 1,64 90 1.43 273 1,71 958
kpaiH €C

* Vei JI3 cxBaneni FDA y CLIA 3i crarycom OOD Ta cxBaneni EMA B €C 3i cratycom OOD; 3
[[iHAMU, BCTAHOBJICHUMH B KpaiHaX, 1110 OPIBHIOKOTHCS.
** Opdanni JI3 TUTBKK B OJHOMY Ta 1JICHTUYHOMY THIII YIIAKOBKH (0OJHaKoBa (hopMa BHITYCKY,

KOHILIEHTpALlisl, 1032, KUTbKiCTh TabieTox/ kancyh/ ¢aakoHiB B ynakosui) y CILIA Ta ycix 6 kpaiHax €C.
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inu VAFSS y CIIA Oymu B cepeanboMy B 1,64 pa3u BuUIIMMH 3a

npeilickypaHTHi miHd Ha Ti X JI3 B kpainax €C (miamazon Bix 1,46 ansa [anii no
2,11 ps Honpi).

Y 61% BumnagkiB minu VAFSS y CIIA Oynu BUIUMH, HIX B I1HIIHX
nopiBHIOBaHUX Kpainax (Big 52% y Hanii no 81% y I[Honbmii), npubnuzno mig 16%
OpeHIIIB IiHU OyJIU CXOXKMMHU (BU3HAYAETHCS SIK Pi3HUI B 1iHI MeHIe +/-10%), a
y 24% BunankiB minu Ha opdanui JI3 6ymu nmxunmu y CIIA (3 12% y Tloabmi
10 29% y Janii) (puc. 3.1).

81%
67% 67%
61%
: 8% 57% -
52%
29% 2.
24 24%
% . 20% g . 22%
3 o 12%
I HAE Hn (RN T

Bci 5 €EC HimeuumnHa ®dpaHuis DaHia Icnanin Tpeuis Monba
(n=363) (n=91) (n=54) (n=83) (n=60) (n=49) (n=26)

Puc. 3.1. Posnoxin criBBigHomenns miH VAFFS/EC no kpainax.

Cepenni  CHIBBIJHOIIGHHS IIiH, po3paxoBaHi st opdannux JI3,
3apeectpoBaHux y 1996-2014 pp., Oynu 3HAYHO BHUIIMMH TOPIBHAHO 13

criBBigHOMEHHMH IIiH 3a 2015-2019 pp. y Bcix miarpymax.
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3.3 IlopiBHSIHHS MOKA3HUKIB LiH y okpemux kpainax €C i3 cepeanim

3HaYeHHsIM y €C

[TopiBusHHS 1iH Ha opdanHi JI3 B €C mokaszano Hadarato OJHOPITHIII IIHHA
y Bcix 6 kpaiHax €C. KoedilieHTH cepelHIX IIiH, pO3paxoBaHi [JIsl KOXKHOI 3
aHaJ130BaHUX KpaiH, nmepebyBaym y miana3zoHi Big 0,9 mius Ppanmii go 1,07 mus
Hanii. AHanoriuni pe3ynbTatd 3 KoeQilieHTaMu cepelHixX IiH y aiana3zoxi 0,88-
1,11 cmoctepiramucs 3a OpsSIMUX TEPEXPECHUX IMOPIBHSIHL MK KpaiHamu, sKi
oOmexyBamnucs JI3, tocTymHUME B 000X KpaiHax, 110 MOPiBHIOIOTHCS.

Ha puc. 3.2 mpencraBiieHO po3MOIT CIIBBIAHOMIEHD IIiH, IO MiATBEPIKYE
omHOpiAHICTh IiH Ha opdanHi JI3 B €C: 57% yciX CHIBBIIHOIICHD IIiH
3HaXOMAThCA B Aiama3oHi +/-10% Big cepegHboro mokasHuka mo 6 kpainax €C i

82% - y nianazoni +/-20 %.

73%
70% ,_

57%
54% .
' 48%
M 43%
=l
37%

30%

: 15%
12%

139813 P4 12%
1 9%
39 4% ‘ 4%
HI iloa wclEN He II iiln. [] . “

HimeuuunHa ®dpaHuin JaHia IcnaHin Ipeuin Monbla Bci 6 KpaiH
av. Price Ratio av. Price Ratio av. Price Ratio av. Price Ratio av. Price Ratio av. Price Ratio (n=363)
1.03 (n=91) 0.9 (n=54) 1.07 (n=83) 1.04 (n=60) 0.91 {(n=49) 0.95 (n=26)
m<0.8 ®m0.8-09 W095-1.1 ®1.1-1.2 ®m>1.2 n - number of calculated Price Ratios

Puc. 3.2. Po3noain cniBBiIHOIIEHHS LiH: okpema KpaiHa €C MOpIBHIHO 13

CepeHIM MoKa3HuKoM 6 kpain €C

Bcranosineno, 1o minu B kpainax €C Oy OUIbII OJHOPITHUMHU Y MIATPYII
oppannux JI3, cxBanenux FDA nHenmaBHo, abo y miarpymi «Tiibku oaHa Ta

ineHTHYHa ynakoBka» (ta0i. 3.3). Hampuknam, 81% koedimmieHTiB IIiH,
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po3paxoBanux y miarpymi opdanuux JI3 «Tinbku B OAHIM Ta 1IEHTHYHIN
ymakoBIni», 3apeectpoBannx y 2015-2019 pp., nepebyBanu B miamazoni 0,9-1,1
(95% y miamasoni 0,8—1,2 ), Toxi sk TiNbKH 46% mepeOyBaiy B IbOMY JIiala3oHi 3
miarpynu «lHun nuiie B OAHIN Ta 1IeHTUYHIN yIakoBLi», 3aTBepmxkeHil y 2001—

2014 pp.

Tabnuysa 3.4
CmiBBiTHONICHHS I1iH B OKpemuXx kpainax €C/ cepenHs miHa
. . TinbKku 0AMHOYHA i IHui, TiTbKH OAMHOYHA
Bci opdanni JI3 . ot L. A
_ IEHTUYHA YIITAKOBKa H 1IJCHTUYHA YIIAaKOBKaA
(n = 93) ° _
(n=25) (n=68)

ﬂ%a“?m_ 2001- 2015- 2001— 2001- 2015~ 2001- 2001- 2015- 2001-
CHISBUINO™ 2014 2019 2019 2014 2019 2019 2014  2019. 2019

[IEHHA [[IH

<0,7 8 3 11 1 0 1 7 3 10
07-0,8 13 6 19 2 0 2 11 6 17
0,8-0,9 41 15 56 9 5 14 32 10 42
0,9-1,1 106 101 207 28 34 62 78 67 145
1,1-1,2 25 9 34 4 1 5 21 8 29
1,2-1,3 13 8 21 2 2 4 11 6 17

>1,3 13 2 15 2 0 2 11 2 13

Bcee
BITHOIIICHHS 219 144 363 48 42 90 171 102 273
II1H

<0,7 4% 2% 3% 2% 0% 1% 4% 3% 4%
07-0,8 6% 4% 5% 4% 0% 2% 6% 6% 6%
0,8-0,9 19% 10% 15% 19% 12% 16% 19% 10% 15%
0,9-1,1 48% 70% ST% 58% 81% 69% 46% 66% 53%
1,1-1,2 11% 6% 9% 8% 2% 6% 12% 8% 11%
1,2-1,3 6% 6% 6% 4% 5% 4% 6% 6% 6%

>1,3 6% 1% 4% 4% 0% 2% 6% 2% 5%

Hani, npencraBieHi Ha puc. 3.3, MNPUIYCKAIOTh NPSIMUN 3B 30K MIK
KUIbKIiCTIO BimKkoaoBanux ophannnx JI3 y kpaini €C 1 BBII Ha gymy HaceneHHs.
Jlns aHamizoBaHMX KpaiH, Il JIB1 3MIHHI Majld CWJIbHY Ta MO3UTHUBHY KOPEJSIIO.
(P=0,87). 306inbmieHHs po3mipy BUOIpKH y MallOyTHHOMY OyJI0 O KOPUCHHM IS

JACTaJIbHOI'O BUBYCHHS OBOI'O B3a€MO3B,${3Ky.
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OaHin HimeuuunHa ®paHuia IcnaHia Ipeuis Monblua
==@== GDP/capita s Reimbursed
(EUR nominal) Orphan Drugs

Puc. 3.3. KinbkicTh BIAIIKOJAOBAaHUX OpdaHHUX JIiKIB Y nopiBHAHHI 3 BBII

Ha Aylry HacelieHHs y mectu kpainax €C (2021 p.)

VYci opdanni JI3 3 y3ro/keHOI NMPecKypaHTHOIO I[IHOIO Ta BIAIIKOAOBaHI CHCTEMOIO
nepxkaBHoro MC BU3HAIOTBbCS BIIIIKOJOBAaHMMHU. BKIItouyaroud JI3, sKi BIAMYCKAaIOThCSA uepes
anTeku abo yepes crerianbHi nporpamu. 3HaueHHs BBII nymry HacenenHns B34ti 3 €Bpocrary.

3a HasBHOCTI €auHOoro g €C  pedepeHTHOro LIHOYTBOPEHHS
(MIXEBPOTIEHCHKOT0) IIIHOBA THYYKICTh, IEMOHCTPOBaHA KOMITaHIsIMU, 0OMEKEeHa 1
BUpOOHMKH JI3 MOXKYTh HaJlaTh nepeBary 0OMeXUTH KiIbKICTh KpaiH €C, nie € ixHi
iHHOBaIiH1 JI3, Hixk 3011bITyBaTH. Taka CUTYyaIlis € JIOTIYHUM HACIIAKOM MOJCTI,
1o Ji€ B nanui yac B €C, ne MDKHApOIHI KOMIaHil po3poOIIsIFOTh 1 HACTIyIOTh
€IMHY CTpaTeTi0 I[IHOYTBOpEHHs s Bchoro €C, y TOW yac SK TMapTHEpU 3
MIEPETOBOPIB MPO IiHY/ JOCTYI KEPYIOTHCS LUISAMH, SIKI 3a3BUYail BCTAHOBJICH] JIJIs
OKpeMoi KpaiHu. 3po0JieHI HaMUu CIOCTEPEKEHHS J03BOJIAIOTh MPHUIYCTUTH, IO
CTpareris IHOYTBOpeHHs1 Ha opdanHi JI3, MabyTh, ayxe n100pe CKOOpIMHOBaHA
rajry3sio B ycix kpaiHax €C. Habarato MeHIlle TaKOi KOOpJMHAIl CIIOCTEepPIraeTbes

Mk €C ta CIIA 10 cporoai.
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BucHoBknu 10 po3aiay 3
Bcranosneno, mo minu Ha JI3 B CIIIA Big 1,8 1o 4 pasiB Buiii 3a CBITOBI
uiHd. P3Hung y ninax Ha niku y CHIA mopiBHSHO 3 1HIIMMH KpaiHaMU Mae
TEHJCHIIII0 3pOCTAaTH 31 30UIBLICHHSIM TPUBAJIOCTI MPUCYTHOCTI Ha puHKY. Lle
MOKE CBIIYUTH TPO 1€ Y JOBrOCTpOKOBIM mepcrnektusi. L{inu Ha opdanui JI3
KOHTPOJIIOIOThCSL OpraHaMu 3 BiAlIKoayBaHHs ButpaT y €C arpecuBHille, HIXK
anminicTparis VA. CrniBBiHOIIEHHS 1iH Ha opdanHi JI3, 1m0 npoaaroThes B OHIN
1 1i ke ymakoBmi B CIIA ta €C (mo cnpolrye MOXJIMBE MOPIBHIHHSA),
MPU3BOJUTH 0 3HAYHO MEHIIIOI PI3HUIII Y I[iHaX a00 HaBiTh J0 ii BIICYTHOCTI.
OuikyeTbcsi, 10 pedepeHTHE  I[IHOYTBOPEHHA  MOXE  JOMOMOITH
KoHTpoJitoBaTu BuTpatu Ha JI3 y CUIA, ane mMo)ke CTBOPUTH 3HAYHHUM THCK Ha
oppanui JI3 Ta THUM caMUM OOMEXHUTH JOCTYN MAIlEHTIB A0 1HHOBAI[IHHUX
MeTOo/IB JiiKyBaHHs. L{eHTpanizaliisi meperoBopiB 1010 IiH Ha IHHOBAIlIHHI 10pOT1
MT na piBHl Bchboro €C MOXyTh HE JHIIE 3aMO0IrTH TaKOMYy MOTEHIIHHOMY
PO3BUTKY, aji¢ ¥ MOXYThb 3alPONOHYBATH OE3MpOrpallHy MOXJIHMBICTH ISl BCIX
CTOpiH, 10 OepyTh y4acThb. [leperoBopu y mnoeaHaHHI 3 MOXJIMBUM BU3HAHHSM
IJIATHUKAMU Ta BUPOOHUKAMH 3HAYHUX €(PEKTUBHUX BIAMIHHOCTEH y LIHAX HA TOU
camuit JI3 y pi3HUX «eKOHOMIUHUX Kiactepax €C» MOXYTh PO3MIMPUTH JOCTYII
MaIi€HTiB 70 IHHOBAIlIMHMX METOMIB JIIKyBaHHS Yy HaWOITHIMIMX KpaiHax,
reHepyBaTy JOJATKOBUW JOX1J KOMIMAHIsIM Yy KpaiHax, J€ HHUHI OUIBIIICTb
opdhannnx JI3 B3aram mponaeTscsa. PO3MMpEHHS TPOHUKHEHHS PHHKY Ta
JIOAATKOBI MpOAaXi MarOTh J03BOJUTH 30UIbIIKMTU (hiHaHCyBaHHS R&D, 1 HaBiTh
3HHM3UTH 3araJIbHANA PiBEHb BUTpAT y KpaiHax i3 BUIUMU noxojamu. [leperosopw,
neHTpaiizoBani Ha piBHI €C, MOXYTh TaKOX JJOMOMOTTH PO3poOUTH H00pe
KOHTPOJILOBAaHI Ta TIOCHIJOBHI TEXHIYHI MEXaHI3MHU, SKI JalOTh 3MOTY
nudepeniiroBaTi epeKTUBHY IiHY, 110 CIUIauyeThes 3a opdanni JI3 y «kiactepax
€C 3 HU3BKUMH J0XOJaMuy». Taki MeXaHI3MH MOXXKYTh ITPYHTYBAaTHUCS Ha TPOCTUX
MEXaHi3MaxX 3HIKOK/TIOBEPHEHHS. ajie TaK0XX MOXKE 00'e€HaTH JCsKI €JIEMEHTH
BKe pearnizoBanux €C y cmiBmparii 3 (apMaleBTHYHOIO MPOMHUCIIOBICTIO MPOTPaM,

cpsiMoBaHUX Ha mATpUMKY R&D.



46

inn wa opdanni nmiku B CIIA Oynm BHIIMMH, HDK Yy MOPIBHIOBAHHUX
kpainax €C. Pi3aung B 1iHax Oyna wmenmoro i JI3, saki gepe3 cBOi
XapaKTePUCTUKHU (€AMHA Ta 17IeHTUYHA (PopMa, 110 MPOJAETHCS MO BCHOMY CBITY),
JIeTie OPiBHIOBAaTH MK KpaiHamu a0o/i siki Oynu MpeAcTaBlieHl Ha PUHKY 30BCIM
HemaBHO. lle crmocTepexeHHs BUAAETHCSA CIPaBEUIMBHM JJisi 000X TOPiBHSHB,
npoBeaeHux y aociipkeHHi — y CIIIA ta €C ta mix kpainamu €C. Toxi K 1iHU B
kpainax €C 37aBanucs JOCUTh OJHOPITHUMU. KUTBKICTh KOMIICHCOBAHUX 1, OTXKE,
JNOCTYNHUX TmauieHtaM opdannux JI3 y kpainax €C BapiroBanacs 1 3HAYHO 1
MO3UTHBHO KOpemoBaiga 3 exkoHomiuHow cwioto (BBII Ha nmymy HaceneHH:)

KpaiHu.
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3AT'AJIBHI BUCHOBKHA

1. Jlo piAKICHHX BIHOCSTH 3aXBOPIOBAHHS 3 MOIIUPEHICTIO CEpe]l HACEICHHS HE
gactime HiK 1:2000, mo 3arpoXXyroTh >KUTTIO JIIOAUHA a00 XPOHIYHO
IpOrpecyioTh, TMPHU3BOJATH 1O CKOPOYEHHS TPHUBAIOCTI KHUTTA  abo
1HBaJIiTHOCT1. BIIJIMB TakuX 3aXBOPIOBAHb Ta MEIUYHUX TEXHOJOTIN ISl IXHBOT
npodiIaKTUKH, JIarHOCTUKHU Ta JIIKYBaHHS, Ha OOJKET OXOPOHHU 37I0POB’S, €
HAATO BEIMKUM. TOX BOHHM MOTPEOYIOTh OCOOJMBUX MIAXOMIB IMIOAO IX
HaJIeXKHOT 1 TPO30POi OLIHKU JJII BU3HAYEHHS €(DEKTUBHUX, OC3MEUHUX 1 pa3oM
3 TUM HaNO1IbII €KOHOMIYHO eekTuBHUX JI3.

2. TlpoBeneHo aHai3 miaX0IIB MOA0 3a0€3MeYeHHS JOCTYITY 1 JOCTYITHOCTI TaKUX
JI3. BcranoBieHo, 1110 y OUIBIIOCTI KpaiH Oys10 BBEEHO OKpPEMI MpaBuiia 11010
ophannux JI3 ns cipusiHEA TOCHIIXKEHHAM 1 po3poOkaM Takux MT. B €spori
ta CIIA JI3 otrpumye craryc «CUpPOTW», SAKIIO BIH NpPU3HAYCHUH IS
J1arHOCTUKH, MPOIIaKTUKN ab0 JIKyBaHHS HEOE3MEeYHOT0 ad0 XPOHIYHOTO Ta
BHCHAXKJIMBOTO CTaHy, IKHH 3ycTpivaeThes y 5 oci6 3 10 000. bauzbko 30 muH
oci6 €Bporu crpaxnarots Ha P3. Jlo3Bin Ha MapketuHr opdanaux JI3
HagaeTbcsi EMA, 1IHOYTBOpEeHHSI Ta peiMOypcalisi peryirorThCsl BIAMOBIIHO
JI0 HAI[lIOHAJBLHOTO 3aKOHOAaBCTBA JeprkaB-wieHIB €C.

3. 3aBasku cTUMyJaM Ta TmpedepeHIisaM, M0 HaJAlThCA HalllOHATLHUMHI
areHTCTBaMH, TaKUM SIK €KCKJIIO3MBHICTh PHHKY, IICHTpaTi30BaHA MPOIEAYpa,
3HIDKEHHSI TIOJIATKIB Ta MUT OyJiO 3aTBEPHKEHO KUIbKa COTeHb piakicHux JI3.
Ane nesiki akTUBHI (papMalleBTUYHI IHTPEIIEHTH, SIKI BUKOPUCTOBYIOTHCS B LIUX
JI3, € yacTuHOWO ycTaneHol npakTuku. OTKe, MEXaHI3MHU 3aXUCTy PUHKY, TakKi
SIK TpaBa 1HTEJIEKTYyaJIbHO1 BJIACHOCTI, Y IIbOMY BHUIA/IKy HE BUIPAB/IaHi.

4. 3 BuxopuctanHaMm Metomosiorii OMT, 3ampononoanoi B Hacranosi CT-H
MO3Y 42-9.1:2023 «/lep>xaBHa OIliHKa MEIMYHUX TEXHOJOTIH JUIS JIKApPChKHUX
3aco0iB», 3aTBepipkeHiil Hakazom MO3 VYkpainu Ne593, mpoBeneHO OIIHKY
KJIIHIYHOT €()eKTUBHOCTI, O€3MeKH, eKOHOMIYHOI €(DEeKTUBHOCTI Ta BIUIMBY Ha

OrO/HKET MEIUYHOI TEXHOJOTli — KOMIUIEKCHOTo mpemapary Tpukadra, 110
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NpU3HAYCHUH IS JTIKYBaHHS PIAKICHOTO 3aXBOPIOBAHHS — MYKOBICLIUO3Y.
Komnaparopom y mopiBHSHHI BUCTyHaiu TpH oKpewmi mpemapatu, Kalydeco
(iBakadTop), Symdeko (Te3axadrop/ 1BakagTop) 1 Orkambi
(;momikadTop/iBakadTop), SKI 3a3BHUAld  3aCTOCOBYIOTBCSI B KOMIUIEKCI 1
BUPIIIYIOTh TaKy K 3aJady, K 1 komruiekcHud JI3. 3a KIIHIYHUMU
napamMeTpaMH 1 mapaMmeTpaMu Oe3eKH 3BUYaitHO, 1HHOBAIIMHUN KOMIUJIEKCHUN
npenapat Tpukadra mae 3HauHi nepeBaru. PazoM 3 TuM, depe3 HaaTO BUCOKY
iHy 1er JI3 € HeJOoCTYNMHUM JJIsI HaceJICHHS Ta JJIA 3aKyIIBII 3a OFOJKETHI
komtu. Ha Hamy aymky, nominbHO Brimrounth 1ied JI3 mo mepeniky JI3, ms
SAKUX MOTPIOHO MPOBOJAUTH IMEPEMOBUHU ISl YKJIAIaHHS IOTOBOPIB KEPOBAHOTO
JOCTYY.
Hapaszi EMA 3apeectpoBano nonan 200 opdannux JI3..MeToro mociiKeHHs
Oyno mopiBHAHHS Ta aHam3 IiH Ha opdanui jiku B CIIA ta €C. VYeci
npenapartu 31 ctatrycoM Orphan Drug nopiBaioBanucs y CIIA ta €C. 1{inu B
CIIA Oymu otrpumani Big MinictepctBa y cmpaBax BerepaniB CIIIA (VA).
[peiickypanTtai minu €C namiinum 3 6 kpain €C: Hanii, @pannii, Himeuunnu,
I'penii, [Tonwmii ta Icmanii. Beranosneno, mo minu B CILIA Buii, HIXK y eCTH
obpanux kpainax €C. CepeaHe CIIBBIIHOIIEHHS IiH cTaHoBWIO 1,64. L{iHu B
kpainax €C Oynu OUIbII OJHOPITHUMU, a KITBKICTh BIIIIKOJOBYBaHUX 1, OTXKE,
JOCTYITHUX JIJIsl MALIIEHTIB JIIKIB BapitoBasiacsa 1 kopemtoBana 3 BBII na gymry
HaceneHHss r = 0,87. PosrnsHyTe BIPOBAIKEHHSI CHUCTEMHU 30BHIIIHIX
pedepentHux uin y CIIIA moxe npusBectu 10 3HauHOi ekoHoMmii y CIIIA, ane
MOX€ TMpU3BECTH JO0 MIABUIIECHHS IIH Ha opdanHi mnpenapatu B €C.
[{enTpasmizaliis meperoBopiB mpo I1iHu Ha opdanHi Jiku B €C MOxe 3armoodirtu
TaKOMY PO3BUTKY IMOiH 1 3alPONMOHYBAaTH OE€3MPOrpalliHy MOXIIUBICTh AJIsI BCIX

CTOpiH, II0 OEPyTh y4acThb.
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[IponoBxk. noa. A

HALIOHANBHHA MEJHYHAA YHIBEPCHTET
IMEHT O O BOTOMOUTBLLA
PAPMAULEBRTHYHHHA ®AKYILTET

OAPMALEBTHYHA OCBITA, HAYKA TA
MPAKTHKA: CTAH, MIPOBJIEMH,
NEPCIIEKTHBH PO3BHTKY

Marepianu
HAYKOBO=[PAKTHYHOT KOHPEPCHLIT 3 MIXKHAPOIHOK
VUACTHO, NPHCBAUCHOT 25-pluui (papManeBTHIHOIO

thakyasrery HamoHANEHOIO MEAHYHOIO YHIBEPCHTETY
imeH1 O. 0. boromonsiis

19-20 zpyons 2023 poxy m. Kuie
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VK 615.03+[378.147:615]{06)
b 22

iDapsaIenTEYEL OCRITE, EIVEL T MG TEEL: CTL, NPodinesi, NepcnekTHRE POTENTEY | BMITEMLE
HAYEAAET. Kol 1 Mizmap. yuacma, npockrsen 2=pivao dapaaent. ety Ha. sex. yusty
inszmi 01, O, horossannim, 1930 rpyn. 2023 p. s, Kein f Han, sien. yesr issemi O, 0. borosiooe,
iPapmanent. §=1; yoma. ma nign. @ man: T, [, Pesa, | AL Kocnos, = Kain, 2023, =475 ¢,

PN AR AT
HALIMOHATEHHA METHYHHA YHIBEPCHTET
IMEHTOUO, BOMOMOIBLE
A PMALIERTHUHHA @AKY IETET

OPTAHITALH T EOMITET

KEYYHH Hpdii Teanizomm, pestop, waes=-copecnongem HAMH Yepaim, a=p ses. myx,
npodecop = raosa oprannanEinore wivery

HAYMEHED Ooexcanap Mucnasiione=, nepmeii npopesTop 1 BayRoni=meiararism
potomn Ta micasaunnossod acnima, dnenssopecooiceat HAMH Ypaiun, n=p sien. sy, npodiecap
- ECTYHHE DO O i ionn: KeMdiTeTy

JEMCREOB Cepriil Boraymamposny, npopestop 31 mayeoss] pofors T imoaaugi, o=p
SEl. HEYE, OpHj=Top = IaC TR HEE Mol opraiiauiisor sosireTy

CHFHINMHHAEK Piasus  Jeowmininme, npopestap 1 nayessc-neg@roridinal  pofors,
SICENAHETENE 10 MK T eponeiiceknl Brerpaui, g=p Med. EyE, apofecop = A TRHEE MR
P a0 KOMITETY

PEBA Terama Juaarpisng, esnn fapuanssmaunaro §aeymeTeTy, J=p Bel. HayE, npogecop
- ECTYHHE DO O i ionn: KeMdiTeTy

HIXEHKOBCERKA lpuma Bowamunpism, mpaet cosimiso=npodeciiinol  nporpasim
sfapuaNEDe, A=[ ML HAYE, ApHpecop = MCTFIHHE MOI0nE OpraEbagiiseng sosimeTy

KOCTHYE Ipama Anarooviisms, caicy. §aps. nayk, JoUenT = Kanoniianwmnil cekperap

Veambaul mo aldnsaidaasan W sumpon

PEBA Terama Juaarpisng, esnn fapuanssmaunaro §aeymeTeTy, J=p Bel. HayE, npogecop
KOCTHYE Ipuma Anamoovdiisms, Koy §aps. nayk, Joueim

[SBN=9T 8 f=d i1 155

D T. 0. Peaa
B LA Eecimoe
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« BHpiLcHA TEXHIMHAX OHTEHE, ¥ TOMY MHCTI I0CAiEcHHE ATETEPHATHEHHE
ZAC00IE HAAEHHA SAR1AHE,

« Hamasss ginonebossro JOCTYITY 10 MATERIATIE, BEINMAHSH 3AMACH e,

= JaleinewcHEE MOETHBOCT] CIIIKYRAHHA 3 BHKTA 1390M.

« FAONOSICHHA COYXaMiE A0 CHIIKYBAHHA 3 EQICTAMH, IPYDNoBol podoT,
OOrOBOPCHAA MPAKTHAIHAL ECiicia,

BacHorR.

1. Buewesno cnoanssani 3ocsil 1300yeadis NiCTEAHNI0MHEC OCEITH — COVIAYIE
zaxo0ie BIP daxisme cnegianeHocTi aAcHCTCHT (EPMALNCETER, O IPOTOIHIH
napsaaHa Y 022-2023 papganssomy poil Ha Gazi HHITTIO 38

2. Berasosnedo, o GinkicTh PecioHICHTIE MAMTL CXHIBHICTE 10 o0paHHA
npu npoxorscHdl BIP aucrapyilingg  3axogie 3 0inonoGoENsM  QOCTYOOM 30
MATCHATIE, MOKIHBICTH) CAMOCTIHHG BCTAHORNMEATH [PCOKHM  HABYAHHA T4
METHBICTH COMKYEATHCA 3 BHATATAMEM,

3 Faxoon GoancpopBHOMD POIBHTEY OTPHIMATH SAra0eHY BHCOKY OUIHEY
[PECTIOHACHTIE,

4. basyviuice HA OTPHMAHHY pPeIVIRTATAY, ChOpMOBEHT NCpPCNICETHEHI
HAMPAMEH [OKPEOICHHA COMKHEDONG J0CELOY maibyTHix coyxasies zaxoms BITP
HHITIO 3AMDY.

CYUACHI MIAXOIH DI0I0 MIABHIMEHHA TOCTYITHOCTI
JIEKYBEAHHA LA MATIEHTIE 3 PLAKICHHMH 3AXBOPHIBAHHAMHA
Hasapkina B.M., Cninoosa H. AL, Posanosa 1.C.

Kafwapa opragizadil Ta ckoBoMikn apaiaiii
Hamiosansauii fapuanceriHil YHIBCpcHTET
sl Xapkis, Yepaina

Berym. Piaxicmi (opdadmi) saxecpessapsa (gani — POOYE) ¢ onsEem 3
MPpIOPHTETIE OXOPOHE TI0P0E" S 4K HA HAIGHANTLHOMY, TAE | HA roodanedosMy piaHL
e obysmopnicHo, HaCaMmCped, TARKHM XPOHMHEM Ocpe0iros, CEIATHIETH
JIArHOCTHRH Ta BIACYTHICTHY BOCTYNHHEX TexHonorifl nikyeanss. 3a gaamae MO3J
Yrpalan, 20 % opdaHrnx NaUIFHTIE He A0KHBAKDTE A0 5-pivHore BiKY Qcpes
BIACYTHECTE CHCTCMBOT QIArHGCTHEN TA KBanikoeanoro nikysadHa. OCTasHiy wEacom
% YxEANCHHAM KoHnenuil ¥QocsoHancHHa CHCTCMHE JOM0MMH opifaHERs Na0ieETaM
CHTYALLA Qe NOEPAIHIACE — POIMNOMATS CTBORCHEA MEPEK] pedhepcHTHEL OEHTRIE
% PLIKICHEX 3aXEOPEIBAHE, POSHIHPEHD NPOrPasMy HEPHATANLNOIO CKPRHIHTY 3 4 30 2]
PAKICHOND 3aXBOPHOEAHHE. Barato (apalcETHHHEN KOMIAHIN cripaMoBye0TE IHA9HI
pecypeH Ha poipolky iEsoBadiiiaux J13 ra sacobie nepeaosol Tepanil (resmsol,
KNTHHEG] THOG) Ane BAPTICTE TIKHL METHYHHAX TeXHOMOCIA ¢ damzesvaleo
BHCOKOH, HEIOCTYIHOM 8K [Q0A OEPCMOr0 MAUNHTL, T4X | Q08 CHCTCMH OXOfoHH
I0poE A ¥ pazi X 3aEvniami 3a GIReTHI KDIITH,

Mera pocalysenna. JJocaia el r Niaxomis WoOo mTEHOICHAS JOCTYIHOCTI
TMEYEIHHA 104 MAUICHTIE 3 PlIKICHHME 38%XBOMHEIHHAM.
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Mevogm socalumenns. AHANT T3 YIAraTkHCHHA HIYEOBAX nyGnixamii za
HANMPAMEAMA 10T LUECHHA.

Pesvasntarmn. Oeobnueictso opdanmnx 13, MB ta cocgianssioro TiKyBRIEHOND
KAPHYBIHHA, W10 BHEOPHCTOBYETLCE A JiKYEAHHA PIAKICHAX 3aXEOfHOBIHE, ¢ TXHA
HATEEN4AIHD BHCOEA WiHA, W0 OHYMOEICHD POIO0OLII0M BAPTOCTI HA HESHIMHY
KUNLKKThH MaLiraTiB. Pasos 3 TaM, BeMHEY 9ac TRy ¥ cobisapTocTi Taknx J13 cknaaanrs
BHTRETH HA pospobEy Ta pocnirseand. Ak HACOiGor, iHOBE DOCTYNHICTE TEX RO
mixyeaaHa 03 ¢ sxpail AmEsRon 108 nepeEasno] Ginsmocti ophaEHEET NENICHTIE,
a npuabaHAa X 338 BASCHEH KOOIT NPUEEOIHTE A0 HEOOMIPHHY §IHAHCOBNY BHTRAET
JOMOPGCOOIARCTE HA OXOPpOHY 330pos’d. Omee, 3HAYHE KIOLECTE OpfaHHEEX
NANKHTIE N03GaEICH] MOEITHEDCT] OTPHMYBATH HOOOXLIHY Tu MCANTHI O0T0MOTY,
sokpesa 130 Ascpenamu fiHaHCYBAHHA BACTYVORKTE, AK MPARD, QepHaBHml Ta
Miciesi GHIKeTH, MEEHAPOIH] opranizanil, rposaiceki opragizanil, cnoHcopE.

JocnipscHas NOEAIAT0, O KoKHIA kpalel npomasadsei ceol  sMexaniasm
sabesnercHER ocTyny nagicHTies 0o MT, copea Bux HalinoHpeH imsH £

o QCREKIEH] ZEAEVIIRDL ¥ T. 5L SCpes CICHiamitoBaHi opraH sail;

o OepEaEde peryamosanHa oin wa 13 (y spalsax ©€C, Karazi, Anosil), axi
BEIHHEAKTE PE(PCHTEE UIHOYTBOPCHAA 300 BCTAHORICHHAA MPEHITHHOND PIERA LiHA
i1 BpAXVEBAHHAM BApTOCTI poipobxH Ta Jocaimecseas opdansnx 13 ra mincoty
MpAOYTEY, W0 IHKOTH COPEAE 3HAK:HHD BapTecT Takax J13 va 40 % y nopissisHal i3
BiNEHHMH LiHAN;

o KOHTPWIE 38 OpraiyTRoM dapaeosmanii (v benwril, Mpewil Ta Tranii);

« MpaEM] NEperoBopl 3 BHPpODEHEAM [y OlemoecTi Epain €O, Bemasii
Bporranil, Taiisani);

« peimbypeania (kpaipm €C).

IMpi sacTocyeasnl npoucaypl peismbypeauil 13 ana mikyBaHHA plLAKICHHAX
xpopod | cradis GinmnoncTh KpalH 3ACTOCOBVEOTE OUIHKY METHYHHEX TEXHOLOTLEH
(OMT), aka nepeabaqas apanis cRoOHOMIMHOD cCETHEHOCTI, 3ACHOBAHOT HA TAKHX
MOEATHAKAX, K POCCECHHA POKIE EHTTA, CROPANOBEIHHE 8 akicTso (iemeee ALY,
Ta HKPEMEHTANLEH noxazaik cdekmrenocti BaTpar (ICER )

HE cBIA9ATE JOCEL] FEPONCHACREHX KpalH, NpoOcaypH NPAMEX DCPCroBopiE 3
mHpobuHEasia J13, SE npasasn, MECTATE EobfiacHmiiiag yMoaH 000 HiHA 38Ky NiEL
3 yeix kpals mamie lrania BiAMOBHNACE BiT KosE e HLTIHOGCT] TAKAX NEperoBOpiE {10
podi, B ITANIACEKAY AnTeRax posapifal uiem wa J13F ¢ eOHEHMMH, BOHH BEAIAHI Ha
¥NaKoBxax npenapatie sapobEmeos). ina 13 eaHas@cThed BHXOOEYH 3 OUIHER
sHawcHHEA oax J13 ans magicHTis Ta cucTtesA O3 1A aBanNTYETRCA MWND MeARYHI Ta
CROHOMIMHI MOTPHETN GKPpEMOl KpaiHm.

Cyemsd 3 Halibinem cfCETHEHAX MCTOJLE IHH&CHHA LUiH B3 ophasmi J13
{OpCOApATH-CHPOTH) BAIHAHG OPAMI OCPCTOBOPHE 1% BHPODHEKEMH, (CHOB0 M IPRMEHX
neperosopie ¢ TpE GA30EL NPEHUHNHE: OUIHEA BAPTOCTI, KINLEKCTE OpfaHHAx
NANWHTIE, §K OTPHMYIITE JIKYBAHHA, T8 NOCTUine 3a0CincdcHAEA ADKABOBOCTI
MKYBEHHA (0Ocp#®aHnd peanednx gaemx (real world data) ta mokasie (real world
evidence) nicna pecctpauil 13 gna aikyeasas W03, B Vepalsi Tagsil sexanizu
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FMEOHGEAER0  He  nepenfaseEnii, oo YCEIADHKSE  33EYVNIEAL  IHOBCMHEX
BHCoRoBApTICHEY MT.

AHANIE CEUTMATE NP0 3HA4HL BUIMIHEGCTI B gocTyml 0 poctynaecti J13-capit &
pizaax kpalpax, ofysoenesi Takamn dakTopamu, 28 Gomeer O3, Tan cacresm 0F |
MEICTPEXYVEIHHA, NPEEATE CNIBOIAATH NAIICHTAME, YROER peiMbypeauil 13 ENMOTHE
0 IOKAzIE.

OnmuTyEaHAE, Ake nepioguaas nposotats EURORDIS, nigreeprsye, oo 24 %
opdiaHHAX NALIEHTIE HE OTPHAMYELIH NIKYBAHHA o3 BacyTHicTh J13 v Ixsill kpalai
{nopieHARG 3 7 % HacencHHA B winosmy) i 15 % «9epes HeCHPOMOEHECTE OMIATHTH
nikyeaHsA (mpoTH 6%). Basapems kKpokosM 20 rapsodizanil sis gepaasasm €O €
npaiipaTTa  PernaseHTy 3 0o0iEER  senmqEEx  Texsosorifh (OMT) o a  case
BIPOEATECHHA UeHTRanizoeanol cnimkHol kaidigeel oniaxm (JCA), SKa copasioBasa
HA BCTAHOBMCHAA EAIHIMHOD nindocTl nigveasas. Lo aMeHInHT: HABAHTAECHHE HA
OMT B orpesiBx Jepekagax, COPHATHME OOMINY HAHHAMHA T3 BOCHIHTE AOCHID
cecneprie 3 O3 | nangieaTceknx opradizanid nva pieni ©C, a Takok NOKPEOIATE
BOCTYN | MERAKICTE BIR0oTY opdanmix J13 wa pamok kpaid..

Bucuossn. [poscicnall ananis cEiIHATE MNP0 3HAYMHI BAMIEHGCTI B gocTyni 6
JOCTYNHGCTE opaHEN Npenaparis v pisadx kpaldax, wo o ysoBIcHD Mol THEGH
OXROPOHH 300poE' A B 0l ohepl, pismes aoxonis gopaaen (BB wa ogay ocoly) Ta
PIBHCH POIBHTEY CHCTCHH OXOPOHH 320p08'8. PO3BPHTA J0cTyYO | BOCTYIHICTE
opdiaHHEE NPeNAPaTiE MOGKIHED 58 PAXYHOE NPAMHE NEperoBopis 3 BApOGHHKaMH T4
YEEANCHHA VIO KCfRBRHOND J0CTYITY.

PAPMAKODEROHOMIMHA OIUIHEA Y MPOTEIYBAHHI KIHIIBOK
Hp=me O.A L, Hlonoiizo H B,
Kafwapa oprasizanil Ta crodosMiks dapsanii
Haniosaneasil semrnni yaisepenmet iseni 000, borosonsos
w. Enie, ¥Ykpaiba

Beryn. [lporesysanna cTac Jc3anl aETyalkHinms B Yepaldi B KOHTEKCTI
piflcekornx i, Bilina npasecaa 20 SHCICHHEX BTPAT Ta TPaeM cepel yEpalHCLEAX
BiflCEKOBHX Ta UHBLABHOMG HACEneHHA — 0araTo neoacill BTpETIAOH KIHOIBEEHR T4
OTpHMATE  iHWi  cepiiozHl noMUkoTEcHHE O GAKTOpH  BRETVEMTE HA T, W0
MPOTCIVEAHHE DOTPeGYE ToEaTkoRo] copiiosnol yearn. B Vepaisi zniflcHeETECH DCBHI
TANOAH A OO0CTICHEE BOCTYIY NOCTREIANEN J0 AKICHHX NPOTEER, TiKSPChEHN
zacohiE Ta iHARCOES MIATPAMES HA poapodKy WOBITHIX TexHonorifl npoTeIveaHAsE.
FycHIA ¥  HANPAMKY DOEpAincHHEA npoTesaol  peabinimanil | nigTpases
NOCTPAKIANHL 3I&THAMAMTE HA IPOCTAHHA  yoeigosiacHHa ol opobncsms B
yEpalHCEROMY CYCNIABCTE | NOTPEOYEATHME J0JATEOEMX PoCYpCiB QTR CHCTCME
OHOPOHH 330p0&"8 ToMy (apsMakoCcKOHOMIMEL OUIHE: BAPTOCTI NPOTCIVEIHHA €
AETYATEHOMH | AMIBONHTE BHIHAMHTH ONTHMANLH] oCErH KOIUTIE HeOOXIIHNM 1
HAZAHHA SRICHOT J0I0MOTH MO TR AT,
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HanionanbHuii ¢papmaneBTHYHUI YHIBepcuTeT

®daxynbTeT hapMaleBTUIHUN

Kadenpa opranizaiiii Ta ekoHoMiku dapmartii
CryniHb BUIIOT OCBITH MaricTp

CroemianpHicTh 226 ®@apmartisi, npoMuciaoBa dapMallis
OcsiTas mporpama Papmartis

B.o. 3aBinyBauku
kadeapu oprasizauii Ta
eKOHOMIKH (papmanii

lanna [TAH®IJIOBA
“20”  Bepecusi 2023 poky

§ 3ABJAHHS )
HA KBAJI®IKALIIIHY POBOTY 3JI0BYBAUA BUIIOi OCBITH

Ipunn POMAHOBOI

1. Tema xBamidikamiiitnoi pobotu: «CydacHi MiAXOAW IMOAO MIABHIIEHHS JOCTYIMHOCTI
JIKyBaHHS JJIsl NAIIEHTIB 3 PIAKICHUMHU 3aXBOPIOBAHHSIMI

KepiBHUK kBamidikaniiinoi podotu: Bikropis HA3SAPKIHA, n.dapwm.H., mpodecop
3arBeppkeHu HakazoM HDaV Bin «23» xoBTHS 2023 poky Ne 233.

2. Ctpok nojanHs 3100yBadeM BUIIOT OCBITH KBaiikamniinoi podotu: rpyaens 2023 p.

3. Buxigmi pgani g0 kBamidikamiiHoi poOOTH: CTATUCTUYHI _ €MiJIEMIOJIOTIYHI  JIaH1
(3aXBOPIOBAHICTh, MOIIMPEHICTh, CMEPTHICTH, VCKIAAHEHHS, DIBEHb CMEPTHOCTI); JaaHi
JITEpaTYpPHUX OIJIAAIB 3 IMUTAHb PIAKICHUX 3aXBOPIOBAHB, 3aKOHOJIABYl Ta HOPMATUBHO-IIPABOBI

aktd, nadi Orphanet..

4. 3MicT po3paxyHKOBO-TIOSICHIOBAJIBHOI 3aITMCKH:

JOCTIPKEHHS MAXO0MIB A0 BU3HAueHHs ctarycy P3 Ta opdannux JI3 y pi3HMX KpaiHax CBITY;
aHaJIi3 eniJieMioIOTIYHUX MOKAa3HUKIB MYKOBICIIM103Y; poBefeHHs OMT nikyBaHHS piKiCHOTO
T€HETUYHOIO0 3aXBOPIOBAHHSA MYKOBICIUIO03Y, BHUBUEHHS OpraHi3alliHUX acleKTiB HaJaHHA
JIOTIOMOTH XBOpUM Ha P3 y pi3HMX KpaiHaxX CBITY; MOpPIBHSHHA IiH Ha opdanHi JI3 B pizHuX
KpaiHax.

5. Ilepenik rpadiyHOro Marepiany (3 TOUHUM 3a3HaUEHHSIM O0OB’SI3KOBUX KPECIICHD):
Tabauup — 11 , pucyHkiB — 3.




6. KoncymnpTanTu po3auiiB kBajidikaiiiHoi poooTu:
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Po3ain Im’s, ITPI3BULE, nocana koHCyJIbTaHTA MMignuc, nata
3aB/IaHHS 3aB/IaHHA
BH/IaB NPUITHAB
1. Bixropis HA3SAPKIHA, npodecop 3aknaay BHIIOT 20 BepecHs 20 BepecHs
OCBITH KadepH oprasizaiii Ta eKOHOMIKH (apmartii 2023 p 2023 p
2. Bixropis HA3SAPKIHA, npodecop 3aknany BUIIOT 20 >KOBTHS 20 >KOBTHS
OCBITH KadeIpH oprasizaiii Ta eKOHOMIKH (apmartii 2023 p 2023 p.
3. Bixropis HA3SAPKIHA, npodecop 3aknaay BHIIOT 20 muctomana | 20 nmucromnaza)
OCBiTH KadepH oprasizaiii Ta eKOHOMIKH (apmartii 2023 p 2023 p
7. Nata Bugaui 3aBaanns: 20 BepecHs 2023 p.
KAJEHJIAPHUM IIJIAH
Ne 3/m Ha3ga eraniB kBaJigikaniiiHoi po6oTn Tepmin IIpumirka
BUKOHAHHS
eTamnis
kBajidikaniiHol
poboTu
1 30ip Ta y3aragbHEHHS JaHUX HAYKOBOI JIiTEpaTypu BepeceHb 2023 p BHKOHAHO
3a HanmpsMKaMu KBamiikaniiHoi podoTn
[IpoBeaeHHS aHATITUYHUX JTOCITIKEHb »koBTeHb 2023 p BUKOHAHO
[TpoBeneHHs eKCTIEPUMEHTAIBHUX JOCIIIKEHb #oBTeHb2023 p BHKOHAHO
Hanmcanns i opopmiteHHs kBaidikamiiHoi mucronan 2023 p | BHUKOHAHO
poboTu
Amnpobariis kBamigikaiiiiHoi podotu mucronan 2023 p | BHUKOHAHO
[Toganus kBamdikariitnoi pobotu 1o EK Hday rpyaeHs 2023 p BUKOHAHO
3100yBay BUILOI OCBITH Ipuna POMAHOBA

KepiBauk kBasigikaniiiHoi podoTu

Bixropis HABAPKIHA



BUTAI 3 HAKA3Y Ne 233
no Haniona;ibHoMy papManeBTHYHOMY YHIBEPCHTETY
Bia 23 xoBTHs 2023 poky
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3aTBepaHTH TEMy, KepiBHHKA Ta pelicH3eHTa KBatidikaiiinoi podoTu 3100yBady BHILOT OCBITH
3a04HOi (hopmu HaB4aHHA (papmanesTHyHOTO (hakynsTeTy HPaV 2024 poky Bumycky:

sc¢asc
tients

Ne [pizBuine, Tema Tema KepiBuuk Penenzent
3/m im’s mo kBasiikaniiinoi | kBamipika- | kBamidikaniiinoi kBatiikaniinoi
0aTbKOBI poboru uiiHol podoTn podoTn
3100yBaua (YKpaiHCBKOIO pobotn
BHILIOT OCBiTH MOBOI0) (anrmiii-
CLKOI0
MOBOI0)
1. | Pomanosa Cyuacui mniaxo- | Modern npod. npod.
Ipuna au niofo niasu- | approaches | Hazapkina B. M. [Mectyn L. B.
CepriiBna HICHHS JOCTyn- | to  increa-
HOCTI NiKyBaHH# | sing the af-
s nauieHtiB 3 | fordability
piakicuumu  3a- | of treatment [~
xBopioBanusimu | for rare gdi-

pO60TH chlmmxa Ta pCUCH3CHTA.

Bipno: npos. ghaxiseyb dexanamy

H. B. ®omenxo




i A2 B4 701D
BHCHOBOK
Koulicli 3 akanesiusol podposec aocti npo nposeeny excnep iy
wogo akagestigsore oaarlary vy keanidgisauiiaid podori

Jiobyeasa AN ocBiTh
MNe 12507R pin«28 » rpyoma 2023 p

MNpoasanizyeasinyn BHOYCEHY EEadipikagiiny pofoTy 33 MArCTEPCRENM  PIBHEM
1000VEIYa BHIOD OCRITH 3a0qBol gops Hasgansn Possanosol [paan Cepriies,

— KYPLY.
Temy? «CVEacH] NUIXO0H HI0%30 MUTEHIICHHEA JOCTYIHOCTE NIKYEAHEA 114 NalicHTiE 3

CPVOH, COSEATEHOCT] 2200 duapaian g, OpoMHCIoES fapMallia, Ha

pIAKICHWME saxBoposaasavd [ Modern approaches o increasing the affordability of

treatment for rane disease patientss, Kosicia 3 axagestiaol 1odpodecHocT] TiAnTes

BHCHOBKY, o podora, mpeactaeneda 0o Exsasenagifisel komicil nna saxsEcty,

BHEOHAHA CAMOCTIHEG | He MICTHTE NeMEHT IR AKAIEMSIHOND MIArETY {Kosnimuii)

lNonosa scosbeli
npodecop ﬁ"‘/ Iuns BAJTHMHPORA

2%
17%

66



67

@ A 2.2.1-32-353
BIAT'YK

HAYKOBOI'0 KepiBHUKA HA KBaJidikauiiiHy po0oTy CTylneHs BUILOI OCBIiTH
Mmaricrp, cneuiajabHocTi 226 Papmanis, npoMuciaoBa papmaunis
Ipuan POMAHOBOI
Ha TeMy: «Cy4acHi niaxoau o0 miIBUIIeHHS JOCTYIMHOCTI JiKyBaHHS J1JIA

NAL€HTIB 3 PIAKICHUMH 3aXBOPIOBAHHSIMM

AKTyajabHicTh Temu. Ha cydacHomy ertami po3BuTky O3 BaxJIMBE 3HAUYCHHS
HAJA€ThCsl 3a0€3MEUYECHHI0 HAJEKHOI MEIUYHOI Ta (apMaleBTUYHOI JOMOMOTH
narieHTaM, 1o CTpakJaroTh Ha piakicHi (opdanni) 3axsoproBanHs (P(O)3). B
VYkpaiHi OCTaHHIM YacoM JI0 3aKOHOJABCTBA BHECEHO 3MIHM IIOAO MOKPAICHHS
HaJaHHA JONOMOTM TakWM XBOPHUM, ajleé BIACYTHICTh Y3TOJUKEHHMX TEXHOJIOTIN
niarHocTuku Ta JikyBaHHs P(O)3, ix Bucoka BapTiCTh, HEIOCTYMHICTb ISt
HaceJeHHs Ta BIUIMB Ha OHOKET NIIKPECIIOITh aKTYaJbHICTh TEMU
kBanidikaniitnoi po6oru Ipuan POMAHOBOL.

IIpakTMyHa UIHHICTH BHCHOBKIB, pPeKOMEHAaliil Ta iX OOIPYHTOBAHICTb.
BHCHOBKM TPYHTYIOThCS Ha JOCTaTHIM KUTBKOCTI (DaKTUYHOTO Marepiaiy, Horo
oOpoOLll 3 BHUKOPHUCTAHHSM CyYaCHMX HAyKOBHUX METOIIB 1 MOXYTb OyTH
BUKOPHUCTaHI JJI OpraHizaiii (apmareBTUYHOro 3a0e3NedYeHHs MNall€HTIB, 10
CTPaKJAI0Th HA PIAKICHI 3aXBOPIOBAHHS.

Ouinka podoru. [puna POMAHOBA Ha BUCOKOMY HayKOBO-METOJIUYHOMY PiBH1
MpoBeJia JOCTIPDKCHHS, TMOKa3ajia yMIHHS aHali3yBaTH M y3arajbHIOBATH JaH1
pi3HMX JpKepen iH(opMallii, OTpUMYBaTH U BHUKOPHUCTOBYBAaTH CTATHUCTHYHY
1H(pOpMaIlito, MpaloBaTh CaMOCTIMHO. Y poOOTI BUKOPHUCTaHI Cy4acHI HAayKOBI
METOJIH Ta MIXOU, PE3YJIBTATH IOCTIPKEHb HAJIGKHUM YMHOM 1HTEPIIPETOBAHI Ta
NPOUTIOCTpOBaHI  pucyHKamu. Ilpu BUKOHaHHI  KBamdikamiiiHoi poOOTH
3m00yBayka  BHUINOI  OCBITM  MPOSIBWJIA  KPEATHBHICTh,  CAMOCTIMHICTB,

HAIOJIETJIUBICTb.
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3arajbHMii BHCHOBOK Ta peKoMeHAalii mpo AomyckK A0 3axucry. B minmomy
kBanmiikariitna pobora Ha Temy: «CydacHl MIAXOAW IIOAO TMiABUIIECHHS
JOCTYITHOCT1 JIIKYBaHHS JUIS TAIll€EHTIB 3 PUIKICHUMH 3aXBOPIOBAHHSIMM
3100yBauku Bumoi ocsith Ipunu POMAHOBOI € 3aBepuieHMM HayKOBHM
JOCTIJPKEHHSIM, SIKE 3a aKTyalbHICTIO, HAYKOBOIO HOBHU3HOK, TEOPETUYHHM Ta

MPaKTUYHUM 3HAYCHHSM BIJIIOBIIa€ BUMOTaM 1 Moxke OyTu mpesacrasieHa g0 EK

H®dayV.

HaykoBwii KepiBHHK: BikTtopis HASAPKIHA

«4» rpynus 2023 p.
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@D A 2.2.1-32-356
PEIIEH3IA
Ha KBaJidikauiiHy po00Ty CTylneHsl BULIOI OCBITH MaricTp, cCleniajJbHOCTI
226 ®apmauisi, npomuciaoBa gpapmanis
Ipuan POMAHOBOI1
Ha Temy: «Cy4yacHi MiAX0A4 100 MiIBUILEHHS JOCTYIHOCTI JIIKyBaAHHS

JJISl MAI€HTIB 3 PiIKiCHUMHU 3aXBOPHBAHHAMID)

AKTyaJIbHICTh TeMH. Y CydacHHX yMOBax pijKicHI 3axBoptoBaHHs (P3) € HoBuM
MPIOPUTETOM OXOPOHHU 3JI0POB 'Sl K Ha HAIIOHAILHOMY, TaK 1 Ha TJIOOAIBHOMY
piBH1, BpaxOBYIOUHM 3HAUHI MEIWYHI MOTpeOu, MoB’si3aHi 3 P3, 1 BITHOCHO BEJIMKUN
BIUTMB IIMX XBOpPOO Ta iX JKyBaHHA Ha Oro/xkeT. Toxk HOCHiIKEeHHsS mpolsieM Ta
MEPCHEKTUB 3a0€3MeUEHHs JOCTYITHOCTI (hapMaleBTUYHOI JOMOMOTHY MallieHTaM 3
PIAKICHIMH 3aXBOPIOBAHHSIMH € aKTyaIbHIM HAYKOBUM HAIPSIMKOM.
Teoperuunmuii piBeHb poGoTu. Y kBamidikailiiiHii poOOTI B JOCTaTHIA Mipi
oxapaktepu3zoBaHo P3 Ta opranizaniiHO-HOPMATHUBHI acleKTH (hapMaleBTUYHOTO
3a0e3nedeHHs maiieHTiB. 3 1€l metoro [punoro POMAHOBOIO npoananizoBaHo
BEJIUKY KUIbKICTh BITYU3HIHUX Ta 3apyO1KHUX JDKEpE JIITepaTypHu.

IIpono3uuii aBTopa mo Temi aocCaifxkeHHsi. 3700yBaYKOI BHUIOI OCBITH
JIOCITIJIKEHO eMiIeMIOIOTIYHI MOKa3HUKHU 1 MAX0AU A0 BU3HAUCHHS cTaTycy P3 Ta
MOJITUKY 110J10 3a0e3IeueHHsl namieHTiB 3 P3 y pi3HUX KpaiHax, 110 BIUIUBAE Ha
rinobanbHy nodituky O3 Ta Bu3Hayae P3 sk 1miobanbHy MeEIUKO-COLIaNbHY
npobiemMy, 1O MOTpeOye BHPINMICHHS Ha BCiX pIBHAX ympaBiiHHa. Ha 06asi
pe3yJbTaTiB  JOCHIDKEHh  BHU3HAYEHI OCHOBHI  mpoOiemMu  3a0e3IeueHHs
JOCTYMTHOCTI  ¢hapMarieBTUYHOI ~ JOTIOMOTH  MaIieHTaM 3 PiJIKICHUMHU
3aXBOPIOBAHHIMU Ta MIJISXH iX PO3B’I3aHHS.

IIpakTMyHa UIHHICTL BHCHOBKIB, PeKOMEHJAalil Ta iX OOIPYHTOBAHICTH.

PesynpTaTi mpoBeneHrX MOCHTIKEHb MOXKYTh OYyTH BUKOPHUCTaHI OpraHi3aTopamu
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OXOpPOHU 30POB'S IJIsT OpraHi3allii 3a0e3MeueHHs MaIi€HTIB, M0 CTPAXKIAIOTh HA
P3 HeoOXiqHUMU JTIKAPCHKUMHU 3aC00aMH, MEAMYHUMHU BUPOOAMH TOIIO.
Henoniku pob6oru. He3Bakaroum Ha 3arajlbHHM BHCOKHW piBEHb BHUKOHAHHS
po0OTH, aBTOPOBI HE BAAIOCS YHHUKHYTH HE3HAUYHUX CTUIICTHUHUX MOMUJIOK, SIK1
HE 3MEHIIYIOTh HAYKOBOI 1 TPAKTUYHOI IIIHHOCTI OTPUMAaHUX PE3YJIbTATIB.
3aragbHuii BHCHOBOK i ominka poboru. Kaamidikamiiina po6ota Ipunu
POMAHOBOI na temy: «Cyd4acHi MifXOAy IIOJO MiJBHUIIEHHS JOCTYIHOCTI
JIKYBaHHS JJIsI TIALIEHTIB 3 PIAKICHUMH 3aXBOPIOBAHHSMMY BIJIIMOBIAA€ BUMOTaM,
IO BUCYBAIOThCS A0 KBamipikamifHuX poOiT, Ta MOxe OyTH NpeAcTaBiieHa s

3axucty B Ex3amenaniiiniii komicii HPay.

Penensenr: apod. Ipuua [TECTYH

«15» rpyans 2023 p.
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D A2.2.1-91-287
MIHICTEPCTBO OXOPOHM 3/I0POB’Sl YKPAIHU
HAIIIOHAJIbHUMA ®APMAINEBTUYHUMN YHIBEPCUTET

BUTSI 3 TIPOTOKOJIY Ne 7

«21» rpyans 2023 poky

M. XapkiB

3acinanug kadeapu

Opranizanii Ta ekoHoMiky dapmanii

IosioBa: 3aBimyBauka kadeapu, moktop dapM. Hayk, npodecop [anHa
[TAH®IIIOBA.
Cexperap: xaua. papm. Hayk, goueHt Asuia JIEBEJIH.

MMPUCYTHI: 3aB. xad., npod. ['anna [TAHDIJIOBA, npod. Inna BAPAHOBA,
npod. Biktopis HA3APKIHA, npod. Anna HEMYEHKO, nou. Haranis
JEMUYEHKO, nou. Tersna HAAJAIOH, nou. Anna JIEBEJIMH, nou. Biktopis
MIILIEHKO, nmom. Csitmana MOPO3, nom. Ipuna IIOIIOBA, mom. Haramis
TETEPUY, nou. Bitamit YUEPHY XA.

MOPAJIOK JEHHUM: TIpo jomyck 3100yBadiB  BHIIOi  OCBiTH
dbapmaneBTUYHOTO (akyIbTETy BUITYCKHOTO KypCy creliaibHocTi 226 dapmariis,
npomucioBa (apmanig, OCBITHbOI nporpamu  Dapmamias 10  3aXHCTY
kBanmdikamiitHux poOit B Ek3amenaiiiniii komicii H®aV.

CIHYXAJIA: TIlIpo pgonmyck 3100yBaykv BHIIOI OCBITH (papMaleBTUYHOTO
bakyapTeTy BHUIIYCKHOTO Kypcy chemianbHocTi 226 dapmaiiis, TpoOMHCIOBa
dapmartis, ociTHhOi nporpamu ®apmanis Ipusn POMAHOBOI 1o 3axumcry
kBasidikamiitHoi podotn B Ex3amenamiiiHii kowmicii H®aV. Ksamidikamiitna
pob6ora Ha Temy: «CydacHi MAXOAW IIOJO MiABUINCHHS JOCTYITHOCTI JIKYBaHHS
JUUISl TIALIEHTIB 3 PIIKICHUMHM 3aXBOPIOBAHHSIMM).

YXBAJIMJIM: PexomeHayBaTu A0 3axXUCTy KBalidikaliiiHy poboTy 3100yBaua
BUINIOI OCBITH I[puHH POMAHOBOI na TeMy: «CydacHi MIAXOAW WI0JI0
MIJBUIIEHHS  JOCTYIMHOCTI  JIIKyBaHHS  JUIsl  TAIliEHTIB 3  PIAKICHUMH
3aXBOPIOBAHHIMU.

3aB. kadeapu opraHizaiii Ta
C€KOHOMIKHU (papmarrii I'anna ITAHOIJIOBA

Cexkpetap kadeapu Anna JIEBEJIUH
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D A2.2.1-32-042

HAIIIOHAJIbHUM ®APMALEBTUYHU YHIBEPCUTET

MOJAHHSA
I'0JIOBI EK3AMEHAHH/IH9i KpMICIi
IIO10 3AXHUCTY KBAJI®IKAIIMHOI POBOTH

Hanpasnsierscs 3100yBay Bumoi ocBitu Ipuna POMAHOBA 1o 3axucty xBamidikamiifnoi
po0oTH 3a ramy33to 3HaHb 22 OX0poHa 3/10POB s
cremianabHicTIO 226 Dapmariis, mpoMucioBa Gapmaiist
OCBITHBOIO ITporpamoro Papmarris
Ha Temy: «CydYacHi MiTXOMW MIOJI0 MiJBUIICHHS JOCTYITHOCTI JIKYBaHHS JUISl TAIlI€HTIB 3
PILAKICHUMH 3aXBOPIOBAHHIMUY).

Ksamigikariiina po6oTa i pereHsist 10/1at0ThCs.

JlexaH ¢akynbTery / Muxomna I'OJIIK/

BucHoBoKk KepiBHMKa KBaJi(ikaniiHoI podoTn

3no0yBauka Bumoi ocBith Ippura POMAHOBA 3a pesyneratramMu mpoBeneHOi poOoTH
nposiBuia cebe sk nmpodeciiiHO TPaMOTHUN Ta MiATOTOBJICHUH (axiBellb. BukoHaia mocraBieHi
3aBJaHHS JOCTIPKeHbh HAa BUCOKOMY HAYKOBOMY piBHI, IO JO3BOJIHJIO JOCSTTH Y TOBHOMY
o0cs31 MeTH aociikeHb. PoboTta odopmiieHa y BIAMOBIIHOCTI A0 AiIOYMX BHUMOT, TOMY MOXeE
OyTH mpencTaBieHa 0 po3risiay B Ek3ameHaliitHy Komicito.

KepiBHuk kBanidikauiiHoi podoTu

BikxTopis HASAPKIHA

“4” rpynnas 2023 p.

BucnoBok kadgenpu npo kBaiigikauniiiny podory

Kpamigikauiiiny po0oty posrisHyro. 3no0yBauka Bumioi ocBith Ipuna POMAHOBA
JIOTTYCKAETHCS J0 3aXMUCTY JaHOi KBami(ikaliitHoi poooTu B Ex3amenartiiinii Komicii.

3aBingyBauka kKadenpu
oprasizaiii Ta eKOHOMIKH (apmartii

I'anna [IAHOUIOBA

“21” rpynns 2023 poky



Kanidikariiiiny poboTy 3aXHIIEHO
y Ex3amenariiiniii komicii
«05» moToro 2024 p.

3 OILIIHKOIO

I'onoBa Ex3ameHnariiHoi KoMiclii,
JTOKTOp (hapMalleBTUIHUX HAYyK, IIpodecop

/ Mapist 3SAPITYKOBA/
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