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Pe3rome. [IpoBeneHo aHai3 oprasizaliiiHO-IPaBOBUX ACMEKTIB JISIBHOCTI L1010
CKaHyBaHHS TOPH30HTY Ta PaHHBOI OI[IHKM BHUCOKOBAPTICHUX 1HHOBAIIMHMX MEAMYHUX
texHojorid (MT), 1mo BHKOPUCTOBYIOThCS Yy cdepi piakicHuX 3axBoproBanb (P3). 3a
pe3yabTaTaMy OTJISAy HAYKOBHUX ITyOJTIKaIlii, aHaJITHYHUX 3BITIB Ta JaHUX OMIIIHHUX
CalTIB PEryNATOPHUX OpraHiB Ta areHIiil 3 OIIHKKM MenuyHux TexHoiorid (OMT)
BCTAHOBIICHO, 0 e()eKTUBHA CHCTEeMa CKaHyBaHHs ropu3oHTy (anesn. Horizon Scanning,
HS), panHIX OIIIHOK, AiaJIOTy Ta KEPOBAHOTO JOCTYMY JO3BOJISE€ 3aBUYACHO BUSBISTH
iHHOBaMiitHI MT, gKi MOTEHIIHHO MAaTUMYTh 3HAYHUM BIUIMB Ha OXOPOHY 3J0pPOB’S Ta

paIrioHaIBHO PO3MOILIATA 0OMEXKEH] pEeCYpCH 1 PO3MOAUISATH PU3HKH.

KirouoBi cioBa: ckaHyBaHHS TOpPWU3OHTY, IHHOBAIIMHI MEIWYHI TEXHOJIOTI],

paHHS OllIHKa MEIMYHUX TEXHOJIOTIH, JTIKapCchKi 3ac00M, op(aHHi 3aXBOPIOBAHHS

Beryn. Jlikapebki 3acoou (JI3) nnst mikyBaHHS piaKICHUX 3axBoproBaHb (P3)
3aBXKIM 3HAXOJATHbCS B aBaHrapAl HOBITHIX PO3POOOK 1 PEBOIIOLIMHHUX
nocnimxenb. Hapemri micns nangemii COVID-19 nnst cBiToBOi (papmarieBTUYHOT
IHAYCTpli HacTala HOBAa «HOPMaNbHICTHY. I[lanaemis 3minHWIa (apMalneBTHUHY
rajry3b, Mpo M0 CBIIYMTH BEJIMKA KUTHKICTh CXBaJCHUX 1HHOBAIIMHUX IMpenaparinB
Ta TUX, IO MepedyBarOTh Ha CTajlii pO3pOOKHU. Y 1IbOMY KOHTEKCTI aKTyaJIbHOCTI
HaOyBae oIliHka MeauuyHux TexHosnorid (OMT) Ha paHHIX eTanmax MXUTTEBOTO
OUKITYy Ta CKaHyBaHHS TOPHU30HTY, CIPSMOBAaHE Ha BHABICHHS HOBUX 1
NEPCHEKTUBHUX MeIUYHUX TexHOosoriil (MT), siki NOTeHLIMHO MOXYTb BIUIMHYTH

Ha 0XOpoHYy 370poB’s (O3).
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3a orinkamu, B €Bporti Big 27 1o 36 miH, a y CIHA — monan 30 mutH mroaei
KUBYTH 13 P3, 4Kl € BUCHAXIIMBUMU Ta JIETEHEPATUBHUMHU CTaHAMH, OUIBIIICTD 3
IIUX 3aXBOPIOBaHh Ma€ TEHETUYHE IIOXOKCHHS, BIIEPIIE TMPOSBISETHCT
JUTAYOMY BIIll Ta MPU3BOAUTH JI0 paHHBOI 1HBajiau3arii. Yepe3 HeBEIUKY
MOMYJISAIII0, OOMEXKEHICTh JOKa30BOi 0a3w, CKJIATHONI 3 JIarHOCTHKOIO Ta
BICYTHICTh AocTynHuUX MT, opdaHHi nmarieHTH 4acTo He OTPUMYIOTh HAJIEKHOTO
nikyBaHHs. lle mpu3BoaUTH 10 30UIBIIEHHS HE3aI0BOJICHUX MEIAMYHUX MOTpPEO.
BinmoBigHO, MOKpaIeHHS JOCTYMy IMali€HTiB 10 A1arHOCTUKH, 1H(opMaIii Ta
JOTJIsA 1y OyJI0 BUBHAHO TMOJITUYHUM IMPIOPUTETOM Yy OUIBIIOCTI KpaiH, Y 3B’S3KY 3
YUM B)KUTO BIITIOBIHUX 3aX0/I1B Ha HAIIIOHAIBHOMY Ta IJ100aJIbHOMY PiBHI.

3a ganuMu aHamiTmyHOrO 3BiTYy Evaluate Pharma, punokx opdannumx JI3
3pocTa€ ynaBiYl IIBUIIIE, HIK PUHOK 3BUYaHuX JI3, cepenHbOpIYHUIA TeMI
3poctanns y 2021-2024 pp. craHoBuTh 12%. 3a nporno3amu, 10 2026 p. npojaxi
ophannux JI3 cranoButuMyTh 20% Big yCIX IPOJAXIB PEUENTYPHUX Ipenaparib
[8].

Pazom 3 tum, noctyn 1o opbannux JI3 y €C 3anumiaerbesi HETOCKOHAINUM 1
HecrnpaseuymBuM. Jluie 37% JI3 € noctynaumu (ipotu 46% miis Beix JI3). Pienn
noctyny Ao opdannHux JI3 ayxke pi3HUTbCA B KpaiHax €Bpomu: BiJl Mailxke
»xoaHoro B JIuTBi n0 Mmaitxe moBHoro B Himewuwmni. Cutyallis yCKIaTHIOETHCS
3HAYHUMU 3aTPUMKaMU MDK OTPUMaHHSM JI03BOJy Ha MApKETHUHT 1 JOCTYIIOM
NaIl€HTA, SIKUA CTAHOBUTH Yy cepenHboMy 636 nniB minsa opdannux JI3 (511 — s
1Hmux JI3) [5].

MeTta cTaTTi — TOCTIAUTH CydacHI MAIXOAu 10 CKaHyBaHHs ropu3oHTy (HS)
Ta paHHbOI OLIHKK 1HHOBamidHUX MT, 30kpema, i JIKyBaHHA PIAKICHUX
3aXBOPIOBaHb, 10 Hapa3l HE MAIOTh JOCTYIMHUX TEXHOJIOT1H JIKyBaHHS.

MeToau Ta martepiajgm: aHai3, CUCTEMaTH3allisl Ta y3arajlbHEHHS JaHUX
HAyKOBUX MyOiKalid, aHaTITHYHMX 3BITIB, 1H(popmalii 3 oQIUidHUX CcalTiB
perynstopaux opratis (FDA, EMA), areniit 3 OMT ta HS, mepexi Orphanet.

PesyabTatn nmociairkednb. Ha OCHOBI MIMPOKOro Orjsigy HayKOBHUX
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nyoOumikamii 1 odiiiHUX calTIB opraHizaiii, mo 3a1icHioTs, OMT Ha pi3HHX
eTarax >KUTTEBOTO IHUKJIY Ta BUKOHYIOTh PEryisaTOpHI PyHKII y cdepl HamaHHS
J03BOJIIB Ha TMPOJax, IIIHOYTBOPEHHS Ta peimOypcamii (anen. Pricing and
Reimbursement, P&R), Oyino Bu3Ha4YeHO TpHU OCHOBHI c(epH, sSKi MOTEHIIHHO
MOKYTh BIUTMHYTH Ha JISUTHHICTH y cdepl po3poOKH 1HHOBAIH [ 3a0e3meueHHs
He3anoBojieHnX notped: HS 1 panns OMT; panniil gianor mMixk BUPOOHUKaMHU,
peryinsiTopHuMH opraHamu, ekcrnepramu 3 OMT; yrogu kKepoBaHOro HIOCTYITY
(anen. Managed Entry Agreements, MEA). KittouoBa poJib BijnBeeHa eheKTHBHIH
cuctemi HS, Tak 3BaHili «cHCTEMI PAaHHBOTO TMOMEPEHKEHHS», IO J03BOJISIE
BUSABJISATH 1HHOBaIIMHI MT 3 mMoOTeHIialoM BIUIMBY Ha OXOpOHY 370poB’s. HS
npoBOASATh, N0 (abo BiApa3y Ticlsg) BUXOAY Ha PHUHOK/ 3aTBEpIKEHHS
pEeryJIsiTOpHUMHM OpraHamu, 3a3Buyail 3a 1-3 poku g0 Toro, sk MT crane

TOCTYnHOIO B cucTeMi O3 (pUCYHOK).
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@yHIaMEeHTATBHI A Pe3yIbTaTHBHICTD 3aranpHe
~ : Tpancmamiiini Bbesneka Ta 1 p -
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Hoctym 10 puHky

Pucynok. Posib ckanyBaHHs ropu3zoHTy B OMT [6]
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IIs1 cucrema cBoewacHO TomMprOoe 1HQOpMaIito i  3a0e3nedyeHHs
MOXJIMBOCTI TMPUUHATTA BIAMOBIAHUX PIillIeHb (30KpeMa, MIOAO0 PO3MOJALTY
pecypciB), BU3HaUae MOTpeOy y MOAAIBIIUX AOCHiKeHHIX. HS posrmsimaroTs sk
nepuuii erart OMT.

Bapro 3ayBaxutn, mo ixHoBamiitHi MT 3 Touku 30py HS wmoxnHa
knacudikyBatu Tak: abcomotHo HoBa MT (HOBI XiMIYHI PEYOBHHH, MPUCTPOI,
npouenypu); icuyroda MT, ska BUKOPUCTOBYETHCS JUIsi HOBOI IpyNH MAIlEHTIB,
HOBHUX TOKa3aHb; 3HAYHI MOCTYMNOBi 3MiHM B icHyrouid MT, ski MOXyThb MaTu
3HAYHUM BIUIMB Ha KIIIHIYHI pe3ynbTaTh, pecypcu O3 abo Tpya0Bi pecypcH.

3 Metoro po3pobku 1000 HOBHUX METOJIB JIKYBaHHS 3aXBOPIOBaHb, IO HE
MaroTh 3arBepmkeHux MT 1 mpotokoniB sikyBanHst y 2011 p. Oyno cTtBopeHO
Mixuapoguuit koHcopiiyM 3 npociimkenHs P3 (anrn. The International Rare
Diseases Research Consortium, IRDiRC), no cknagy sikoro ysiinum 60
opraHizaiiii 3 pi3HUX KpaiH cBiTy. OCTaHHIM 4acOM CIOCTEPIra€ThCA TCHACHIA 10
PO3LIUPEHHS CIIBIpAIll MK 3allikaBICEHUMH CTOpoHaMu y cdepi 300py HoKa3iB,
npoBefeHHss OMT 1 po3noainy pu3MKIB Bl paHHIX CTalid KJIIHIYHUX JOCIII>KECHb
JI0  MOCTPEECTPAIlIfHOrO  MOHITOpMHTY. Pasom 3 THM, HEOIHOPIAHICTH
HOPMATUBHO-TIPaBOBOi 0a3u Ta npakTuku OMT ycknagHioe cepeoBUIIE TOCTYITY
710 PUHKY.

AHami3 pe3ynbTaTiB AisuibHOCTI €Bpomneiickkoi arexii 3 JI3 (EMA) momo
cxBaneHHs JI3 mokazas, mo npotsrom 2022 p. Oyno mo3BoieHo 89 HoBux JI3, 3
AKUX 48 MICTITh HOBI aKTMBHI PEYOBHHH, 8 OloaHajoris, 23 exkBiBaseHTH Ta 10
riOpUIHUX JIKIB, BIJOMHUX aKTUBHHX PEUOBHMH 1 JIKiB, JO3BOJEHHUX Ha OCHOBI
nporeaypu iHpopmoBanoi 3rogu. Cepen JI3, 1m0 MICTATh HOBI aKTHUBHI PEYOBUHH,
no3BosieHi EMA, Haiibunbm mpeactaBieHuMH KaTeropismu (3aramom 37,5%) €
npoTUNYXJIMHHI JI3 Ta IMyHOMOIYJISTOPH, NMPU3HAYEHI IS JIIKYBAHHS COJIIJTHUX
nyXJuH (paky JiereHb, IPOCTAaTH Ta MEYIHKM), paKy KpoBi (MmienoMu, diMpoMu Ta
JeiikeMii) Ta ayTOIMyHHUX 3axBoptoBaHb. Jlami iayTe npotumikpoOHi JI3 mis

CUCTECMHOI'0 3aCTOCYBAaHHA, IIpCIIapaTtu s JIiKyBaHHSI 3aXBOPIOBAHb IIJIYHKOBO-
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kuikoBoro Tpakty (LLIKT), oominy pedoBuH Ta JI3 115t HEpBOBOi cuctemH [2].

Bapro 3ayBaxuth, mo JI3, axi matoTh cratyc opdanHux B €C, OTpUMYIOTb
Buroay — 10-piuHy €KCKJIIO3UBHICTh HA PUHKY, SKIIO BOHU OTPUMYIOTH JJO3BLI Ha
MapKETHHT 1 MPOJOBXKYIOTh BIIMOBIAATH KPUTEPIsAM (BIACYTHICTh aIbTEPHATUBHUX
MT nikyBanns P3). V CIIA craryc opdannoro JI3 mae cmoHcopam mpaBo Ha
MOTATKOBI MUIBTU IS KBaji(hiKOBAaHUX KIIHIYHUX JOCIHIKEHb, 3BITbHEHHS BIJ
a0OHEHTCHKOI IJIaTH Ta 7 POKIB €KCKIIO3MBHOCTI Ha PUHKY MiCIs CXBajeHHs [3].

[Ipotsirom 2022 p. EMA otpumana 269 3asB Ha OTpUMaHHS CTaTycCy
«opdannux npenapatiB» (anen. Orphan Drug Designation, ODD). Komiter EMA 3
oppannux JI3 (awmen. Committee for Orphan Medicinal Products, COMP) B
pe3ysbTarTi po3MsiAy HajaB cTaTyc «cupoTu» 176 JI3, mo po3Boiamwio iMm
CKOpHUCTATHCS CTUMYJamu, nependoadenumu PamkxoBoro nporpamoro €C mms JI3-
cupit, 77 JI3 Oynu BiAKIMKaHI, a 2 OTpUMaiu HeraTuBHUN BUCHOBOK Bijg COMP.
Yuponosx 2022 p. EMA no3sonuio 20 opdannux JI3, m0 MICTATh HOBI aKTHBHI
pPEYOBHHH, 5 3 AKUX € 3aco0aMu TepeaoBoi Tepamii (30KkpeMa, TeHHOI Teparii), Ta
HaJaJI0 MO3UTUBHI BUCHOBKM 32 91 HOBUM moka3zaHHsM 1l 67 3apeecTpOBaHUX
JI3. lle Hacammiepes; CTOCYEThCS MPOTUITYXIUHHUX Ta iIMyHOMOay rotounx JI3. 92
HoBuX JI3 mepeOyBanu Ha crajii ouinkd EMA Ha nouatky 2023 p.: 61 — ne miku,
10 MICTSITh HOB1 aKTUBHI pEYOBUHMU (3 HUX 28 — opdanni JI3), 17 — exBiBanieHTH Ta
14 — Giocuminsapu. Haltuncnennimmmu € npotunyxiauHHi JI3 (25), 3a uumu iayth
iMmyHoienipecanTH (14) Ta niku 11 HepBoBoi cuctemu (6). 111 JI3 Oynm gonyieHi
no mnporpamu PRIME, copsmoBanoi Ha mnepcnexktuBHi JI3, MO0 CTaHOBIATH
Benmukui 1HTepec mig O3, mpusHaAdeHl Ui TALIEHTIB 3  HE3aJ0BOJICHUMU
notpedbamu, ISl SKUX HAJAEThCA MIATPUMKA HA pPaHHIX CTaigX pPO3POOKHU.
BinbiiicTs 13 HUX € TepeIOBUMU METO/IaMU JIIKyBaHHS, 1 HAOUIBI MpecTaBleHa
rajy3b OHKOJIOTII [2].

VY 2023 p. no €sponeiickkoro peectpy opdhannux JI3 Oyno BkirodeHo 136
HaliMeHyBaHb JI3, 1m0 oOTpuManM BIAMOBIIHUNA CTaTyC, 30KpeMa 3a HOBUMHU

piakicHUMH noka3zaHHaMu. Cepel HUX Uil JIIKYBaHHS paKy MiALUTYHKOBOI 3aJ103U
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— 7 HaitmenyBaHb JI3, 6194HOr0 aMioTpohi4HOTO CKIEpPO3y — 5, M’ s130B0i 1UCTpOodii
Hromenna — 4, capkomu — 4, TiioMu — 4, paKy s€4yHUKIB — 3, cunapomy Jles — 3
(30Kpema, KaHHA01T10JT), CHHAPOMY AJBIOPTY — 3, CapKOimo3y — 2, CepIOBUIHO-
KJIITHHHOT aHeMii — 2, KIHIIIBKOBO-MOSICHOI M’si30Boi auctpodii (KIIMI) — 3,
nepuHaTaIbHOI acdikcii — 2 (MeIaToHIH), TPAaBMH CIIMHHOTO MO3KY 2, JIIKyBaHHS
xBopoOu ['eHTiHTTOHA — 2, HapKoJencii (okcubaT Hatpito) — 2, Mienodidposy — 2
Tomio. Bapto 3ayBaxxutu, mo aeski JI3 Oynu 3asBiieHi 3a KiJIbKOMa MOKa3aHHSIMHU.
Tak, @ocMaHOTEMIKC MPU3HAYCHUNA IS JIIKYBaHHS CIIEAOCIIOPio3y, MyKOPMIKO3Y,
dby3apiody, JoMeHTOCcmopiody; ed3odiTumMon — IS JIIKyBaHHS CHCTEMHOI
CKJIepoaepMii, capkoinosy [2].

[IpoBeaenuii aHami3 A03BOJIIB HA MapKeTUHT JI3, BUIaHMX YTNpaBIIHHIM 3
CaHITApHOrO HaIJISIy 32 SKICTIO XapyoOBUX MPOAYKTIB Ta MEIUKAMEHTIB (aHTII.
Food and Drug Administration, FDA) 3a 2023 pik noka3zas, mo 51 % HoBux JI3
(28 3 55 mpenapariB), cxBaJieHUX LI€eHTPOM OLIHKH ¥ IOCHIIKEHHS JIIKApChKUX
3aco0iB FDA (anrn. Center for Drug Evaluation and Research (CDER), orpumanu
crtatyc «oppannux mpenapatiBy (anria. Orphan Drug Designation, ODD),

OCKIJTbKM BOHM cripsMoBaHi Ha nikyBaHHs P3. Lle, 3okpema, JI3 nmns mikyBaHHS

napoKCcH3MalIbHOT HiuHOi reMoriio0inypii (Fabhalta™ — iptacopan), cunapomy
akTuBOBaHOi (ochoinozutua-3-kinazum O (Joenja™ — leniolisib), CHAPLE-
cunapomy  (VeopozZ™  —  pozelimab), cmamkoBoro  TpPaHCTUPETHH-

orocepeakoBanoro aminoinosy (Wainua™ — eplontersen), arakcii ®pigpeiixa
(Skyclarys™ — omaveloxolone), cunmpomy Perra (Daybue™, trofinetide) rta
iHmmx P3. Cepen HUX — TpU €H3UMHI IpenapaTy JJi 3aMICHOT Tepartii piKiCHUX
reHeTnyHux marosiori: Lamzede™ (velmanase alfa) mis nmikyBaHHS anb(da-
maHHO3u03y, Elfabrio™ (pegunigalsidase alfa) — xBopoou ®ab6pi, Pombiliti™
(cipaglucosidase alfa) — xBopoou Ilomme 3 mi3HiM moyarkoMm. Takox FDA
JI03BOJIMB JI0 MAPKETHHTY TpuTeprieHu oepes3u (Filsuvez™), ski 3acTOCOBYIOTBCS Y
dbopMi remro AJig MICLIEBOTO 3aCTOCYBaHHS Ui JIIKYBaHHS HETOBHOILIAPOBUX paH

npu OyJIbO3HOMY €MiJIEpPMOIIi3i, SKUN BBAXKAETHCS PIJKICHUM 3aXBOPIOBAHHSM 1
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Hapasi BITHOCUTHCS 10 HEBIIIKOBHUX [4].

CkaHyBaHHSI TOPU3OHTY MPOBOJUTHCS HEBEJIMKOI KUIBKICTIO areHTCTB IO
BChOMY CBITY. [CHy€ KiJTbKa MDXKBITJOMUYMX Ta MIKJEP>KaBHUX MPOTpaM CIIBIIpalli B
€Bponi Ta 1HIUX perioHax. MixHaponHa mepexxa EuroScan ¢yskiionyBana 3
1997 p. nmpotsrom 20 pokiB sIK 00’ €THAHHS PETYIATOPHUX OPTraHIB €BPOMEUCHKUX
kpain (Bemukoi bpuranii, [anii, Icnmanii, Kanagu, Hinepnannais, IlIBeiinapii,
[Bemii), y 2017 p. — posmmpuia reorpadiro Ta Ha0yJia CTaTyCcy HEKOMEPIIHHOI
HAyKOBOi acowiamii, uYjJeHamMH fAKOoi Oyiu $K Jep>kKaBHI YCTAaHOBH, HAyKOBI
oprasizaiiii, Tak 1 mpuBatHi ocobu, y 2020 p. tpanchopmyBanacsa B International
Health Tech Scan (i-HTS), 3anuimaerbcss OCHOBHHM IIOOAIbHUM (OPYMOM IS
OOMIHY 1 pO3pOOKH METOIB paHHLOTO BUSBJICHHS Ta MONEPEAHBOT OIIHKKA HOBUX 1
3actapimux MT [7]. Hapasi yBary 3ocepe/pK€HO Ha BTPYYaHHSIX 3 BHCOKHM
MOTEHIIAJIOM Yy Takux (okycHux cdepax: XBopoba AjblreiiMepa Ta 1HIII
JE€MEHLIi, OHKOJOTrIYHI Ta CEepLEeBO-CYJUHHI 3aXBOPIOBaHHsS, TICUXIYHI Ta
noBeIIHKOBI po3nanau, P3. V 3B’sa3ky 3 COVID-19 cniektp HS Oyno posmmpeno.

Jloka3oBa HEBH3HAYEHICTh MiJ Yac OTPUMAHHS JO3BOJIy Ha MPOAAX YacTo
YCKJIQIHIOE OLIIHKY Ta MEePeroBOpU IIOJO IIH Ta BiAmKoxyBaHHS opdanHux JI3.
[IpoGnema HeBenuKux mnoOMyssAlid nocuimoerbes 11 ATMP, BpaxoByroun
BIJIHOCHO KOPOTKY TpPHUBAJICTh BUIPOOYBaHb TMOPIBHSHO 3 OYIKYBaHUMH
TOBrocTpokoBuMu edekramu 1ux MT. IcHye KOHCEHCyC IIOJ0 TOM’SIKIIEHHS
HEBU3HAUECHOCTI 3a JOMOMOIOI0 aJalNTUBHUX INUISXIB 1 OUIBII IIMPOKOTO
BHUKOPHCTAHHS peallbHUX JaHUX pyTUHHOI npaktuku (aHri. Real-World Evidence,
RWE). lle mae mnoteHiian st JOMOBHEHHS pO3yMiHHA edektuBHOCTI JI3,
ONTUMAJIBHOTO KJIIHIYHOT'O BUKOPHUCTAHHSI, PE3YJIbTaTIiB Y KOHKPETHUX IIJIbOBUX
rpynax HaceJeHHs Ta OYIKyBaHOTO BIUIMBY Ha Orofpker. Tak, yMOBHHMM AOCTyI
JIO3BOJIAE MIABUIIUTH JoCTynHIcTh JI3 nnsa mamienrta, y Tod yac sk RWE
TeHEePYETHCS ISl TIOJIAJIbIIOI OLIHKM KJIIHIYHUX pe3yJbTaTiB 1 IiHHOCTI. 30ip RWE
BUMarae CITiBIpalli Mk 6araTbMa 3aIlikaBJICHUMH CTOpOHaMH, ocoOymBo st P3,

K1 BpaXaroTh HEBEJMKY KUIBKICTh MAIIEHTIB B OHIN KpaiHI.
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Jlns MDKZIepKaBHOI CHiBMpalli 10/10 BUpOOHUIITBA Ta BUKOpUcTaHHS RWE
cTBOpeHo [HimiaTuBy 3 iHHOBauiHuX JI3 (anri. Innovative Medicines Initiative,
IMI). 23.02.2021 p. €Bpoxowmicis omyOmiKyBajla TMPOMO3ULII0 Tpo €auHUN
0azoBuit 3akoH (anrn. Single Basic Act, SBA), 3acHyBaBIIM HHU3KY CHIJIBHUX
nianpuemMcTB y Mexkax Horizon Europe, Bkirouno 3 [HHOBaIitHOO 1HIIIATHBOIO B
O3 (amrn. Innovative Health Initiative, IHI). IlocranoBy Oyno yxBajieHO
19.11.2021 p. Mera IHI — 10OmoMOrTd CTBOPUTH 3arajibHOEBPOIECUCHKY
eKOCHCTEMY JOCIIDKeHb Ta 1HHOBali y O3, dka CHOpUSATHME MEPETBOPEHHIO
HAyKOBUX 3HaHb Ha peajibHl 1HHOBAlli y cdepi MpodUIaKTUKHU, J1arHOCTHUKH,
JIKyBaHHSI, 0 MalOTh OyTU Oe3neyHuMH, €heKTUBHUMHU, €KOHOMIYHO BUT1THUMHU.
[HI cnpuse peanizalnii HU3KH €BPONEHCHKUX MOJIITUK, Hacamrepel €BponerncbKoro
wiany 6opotebu 3 pakoM, HoBoi mpommcnoBoi crparerii Ta dapmaneBTUYHOI
crparerii ana €sponu. IHI o0'eqnye pi3HI 3allikaBlieHI CTOPOHU Y CHIJIBHUX
IIPOEKTAX, COPSIMOBAHUX Ha OOPOTHOY 3 XBOpOOAMHM, 1€ ICHY€ BETUKHUM TATap IS
naiieHTiB Tta cycnuiberBa. [laptaepamu IHI € COCIR, EFPIA, EuropaBio,
MedTech Europe Ta Vaccines Europe.

EMA Tta €spomelicbka Mmepexka 3 perymoBanHs JI3 (anrin. European
Medicines Regulatory Network) y 2021 p. idHiiloBaid  CTBOPEHHS
KOOPAMHAIIMHOTO LEHTPY JIS HaJaHHS CBOEYACHUX 1 JOCTOBIPHUX JaHUX MPO
BUKOpHUCTaHHsA, 0e3neKy Ta epexkTuBHICTh JI3, BKIIOYAIOUM BAKIMHU, 3 PEAIbHUX
0a3 manux O3 3 yceoro €C. Lleil ueHTp Ha3zuBaeTbcsi Mepexa aHami3zy JaHUX 1
peanbHUX gociimxkeHs (Data Analysis and Real World Interrogation Network —
DARWIN EU®).

Inctutyt GetReal 6azyeThcsi Ha MO3UTUBHOMY JTOCBIJI MOMEPETHIX TPOEKTIB
IMI: GetReal Project (2013-2017) ta The GetReal Initiative (2018-2021) Ta
00'€IHy€ IMIHUPOKE KOJIO 3alIKaBJICHUX CTOPIH (PEryJsATOpHI OpraHu, BUPOOHUKIB,
NAIli€HTIB, KIIHINUCTIB, miaTHukiB i policy-makers, naykosmiB, opranu OMT
TOILIO) 3a/JIs1 CTUMYJIIOBAHHS CTaJOr0 PO3BUTKY Ta BIPOBA/PKEHHS 1HCTPYMEHTIB,

METO/IB 1 MEpPEeJOBOro JAO0CBiAY y CTBOpeHHI i BukopuctaHHi RWE (daktu 3
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peasbHOTO CBITY) JJIs KpAIloro YXBaJICHHs pillieHb y rany3i O3.

RWE4Decisions — 1ie¢ iHiIiaTHBa 3a y4acTi0 0aratboxX CTEHKXOJIEPIB,
CTBOpPEHA Ha 3aMOBJICHHA Benbriichkoro HaIllOHaJIbHOTO 1HCTUTYTY CTPaxXyBaHHS
3nopoB's Ta iHBamigHOCTI (INAMI-RIZIV), no ckiamy sikoi BXOASTH MOJITHKH,
opranu OMT, mnnaTHUKM, pErydOYl OpraHd, JiKapi, Tpyou MaIi€HTIB,
JOCITITHAKY, BIIACHUKH PEECTPIB, AHANITUKU JAaHWX, Taly3eBi Ta akaJaeMiuHi
exkcrieptd. Bin 00'eqHye 3arfikaBieHl CTOPOHH, 100 JTOMOBUTHCS TPO Te€, 5Kl
peanbHi JaHl MOXKYTh OyTH 310paHi 11t BUCOKOTHHOBAIIHHUX MT — Konn, KuM 1 sIK
— mo0 oTpumartu peanbHi ¢aktuuni naHi (RWE), mo ciayryBaTUMyTh OCHOBOIO
JUTsl yxBaJieHHs pimeHb cuctemamu O3 (opranamu OMT/mnaTHuKaMu), JTiKapsSMu
Ta nauieHtaMu. KpiM Toro, moreHmian Juisi cupusiHHS KoopauHauii 300py RWE
MaroTh €Bporneiicbke 1udpoBe 370poB’st Ta €Bporneiichka akilis 3 KOOpAuHaIlli Ta
NIATPUMKHU JTOCHIIKEHHS piKicHUX 3axBoproBaHb (ERICA), a Takox €BpomnenchbKi
noBiikoBl Mepexki (ERN).

[IpobGnemu, moB’s3aHi 3 po3poOkoro JI3 1y HEBENIMKUX TPyIN HAaCEJICHHS
(30Kpema, BIACYTHICTb 3HaHb NPO 3aXBOPIOBAHHS, TPYIHOIIl 31 CTBOPEHHSIM
HAJIWHUX JIOKa3iB, BUILI BUTPATH Ha pO3pOOKYy HA OJHOTO TAI[I€HTA, BHIII I[IHH,
HEOOX1H1 i 3a0e3MeyeHHs JOCTaTHhOI MNPUOYTKOBOCTI), O3HAYAOTh, IO
oinbmocti opdannux JI3 Baxkde MpOAEMOHCTPYBATH JOJATKOBY BHUTOJY Ta/abo
CHIBBIIHOIIEHHSI IIIHM Ta $KOCTI Ha 0a3l 3BUYAWHUX KpUTEPIiB (BKOPCTKUX
KJIIHIYHUX OI[IHKaX KOPHUCTI T4 €KOHOMIYHOI €()EeKTHUBHOCTI, TaKWX SIK OILIHKH,
3aCHOBaHI Ha BapTOCTI 3a PIK KUTTS, CKOPUTOBAHUN HA SKICTh).

Tpanuuiitai merogu OMT HeoOxinHO amantyBatu 10 P3, TOJ0BHUM YMHOM
3a0e3MeYyr0ur THYUYKICTh IMOAO JTOKAa30BOI HEBM3HAUEHOCTI Ta 3aMpOBAKYIOUU
3aJIe’H1 BlJ KOHTEKCTY MOPOTOBI 3HAYEHHS TOTOBHOCTI TUIATUTU. barato kpain
BKJIIOUYAIOTh a00 IMJIaHYIOTh 3alIPOBAAUTH aJlamnTailito npouecy ais P3 (manpukian,
M1JBUILEH] TOPOTrOB1 3HAYEHHS JIs yJIbTPapiAKICHUX 3axBoproBaHb y Hopserii Ta
[IBerii, crmpolieHi BUMOTH 10 JIOKa3iB Ta aBTOMATW4HI JOJATKOBI TEpeBard B

HimeuunHi).
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I'myukicte mporneciB P&R Takox mependadae yTpuMaHHsS Bl 0OMEXKEHb
1I0JI0 BIJIIKOAYBAaHHS B pamMkax MapkyBaHHsS EMA, 1mo0 yHUKHYTH BIJIMOBH B
JOCTYIII TAIlIEHTaM, SKi MOKYTh OTPUMATH KOPHUCThH BiJ Tepamii. YcCioau, e 1ie
MOXJIMBO, yCl BIJMOBIIHI TAIlIEHTH B paMKax aBTOpPHU30BaHOI Mmo3Hauku EMA
MalOTh OyTH pO3IMMSHYTI JUIsl BIIIIKOAYBaHHS, BpPaxOBYIOUM CKJIAIHICTh
OTPUMAaHHS JIOKa3iB y BCIX MiArpymnax marieris i3 P3.

Pernamentom (€C) 2021/2282 npo OMT nepenbdadeHo CHIIbHY IiSUIbHICTD
y Kpainax-wieHax €C momo KTHIYHAX OIIHOK, HAYKOBHX KOHCYJIBbTAIIIH,
CKaHyBaHHSI TOPU30HTY Ta MOAAJBIIOI 100pOoBUIbHOI criBnpali. CrijibHI KIiHIYHI
ominku (anri. Joint Clinical Assessments, JCA) OyayTb 000B’SI3KOBUMH Ta OYIyTh
30CE€pE/KEHI Ha OIHIIl KJIIHIYHUX JOKa3iB, TOAl SK EKOHOMIYHI MIPKyBaHHS
3aMIIATUMYThCS cnieruiuHuMu Juist kpainu. [lepmmii eran peamizamii (2025-
2027 pp.) Oyzae 3ocepemxenuil Ha oHKoJoriuHuxX JI3 Ta 3acobax mepenoBoi Tepamii
(ATMP), y T. 4. npu3HaueHUX 151 JTiKyBaHHs P3.

BucnoBku. Cucremu HS, abo, sik iX 1e Ha3MBalOTh, «CUCTEMHU PAHHBOTO
1H(QOpMYyBaHHSI Ta OIOBIIIEHHA», CHPSAMOBaHI Ha BHSBJICHHS, (UIbTpalil0 Ta
BU3HAYCHHS TPIOPUTETHOCTI HOBUX 1 1HHOBamiiHuXx MT 31 3HaYHUM
MPOTHO30BaHMM BIUIMBOM Ha 370pOB’Sl, BUTPATH, CYCHIILCTBO Ta cuctemy O3 13
MeTO0 1H(GOPMYBaAHHS MOJITHUKIB, 3aKyMiBEJIBHUKIB Ta MOCTaYaIbHUKIB MEIUUYHUX
nocJIyr (Iuisi BU3HAYEHHSI IPIOPUTETIB y nociipkeHHax y chept O3, pinancosoro
Ta OMNEpaliiHOIO IJIAaHyBaHHSA) a00 MOJIETHIEHHS PAaHHBOIO AOCTYMY (LUISIXOM
CIPUSIHHS KOHTPOJhOBaHOMY po3noBciokeHHI0 MT). [lepkaBHi Ta mpuBaTHI
opranizamii (ypsamu, miaaTHuku, cuctemMu O3, BEHUYpHI 1HBECTOPH, PO3POOHUKH
MT) no BcbOMy CBITY B)K€ JTaBHO BUKOPUCTOBYIOTH (hopMalibHI i HedopmanbHi
nporpamu HS. Cucrema HS no3Bosisie 37iiicHIOBaTH MPOAKTUBHE TUTAHYBAHHS Ta
OPUIHATTS pilIEHb LI0JI0 BUKOPUCTAHHA Ta peimMOypcamii HoBux JI3 Ha OCHOBI
MOMEPEeIHIX OI[IHOK BIUIMBY Ha OOJKET 1 KIIIHIYHOI epexkTuBHOCTI. I{e oco0amBo
aKTyaJIbHO JIJISl PIAKICHUX 3aXBOPIOBAHb, 1110 MAIOTh 3HAYHI1 HE3aI0BOJICHI MEMYHI

noTpeou.
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Resume. The article analyzes the organizational and legal aspects of horizon
scanning and early assessment of high-cost innovative medical technologies used in the
field of rare diseases. Based on the results of the review of scientific publications,
analytical reports and data from the official websites of regulatory authorities and
medical technology assessment agencies, it is established that an effective system of
horizon scanning, early assessment, dialogue and managed access allows for early
identification of innovative medical technologies that will potentially have a significant
impact on healthcare, rational allocation of limited resources and risk sharing.

Key words: horizon scanning, innovative medical technologies, early medical
technology assessment, medicines, orphan diseases

312



