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2. Scientific and practical approaches to improving pharmaceutical care for patients with orphan diseases in the
framework of health technology assessment

Pedepar:

1. Incepranifiia po60Ta IpUCBIYE€Ha OOIPYHTYBAaHHIO HAYKOBUX IiIXOJIiB 10 YO,OCKOHAJIEHHS HaJJaHHS
(apMaleBTUYHOI JOIIOMOTH NallieHTaM i3 pilKicCHUMHU 3axBOPIOBaHHIMU (P3) 32 yMOB OLIiHKM MeAUYHUX
texHoJioriit (OMT) Ha npuksnagi 6yabo3Horo eninepmornisy (BE). JocinkeHo npuunHY, KIiHIYHI IpOsiBY pi3HUX
BuziB BE, emigemiosnoriyni mokasHuku. [ pyHTOBHUI aHAI3 KJIIHIYHUX TPOTOKOJIIB | HACTAHOB CBIYUTS, IO €IUHUM
IOCTYITHMM METOZOM JIiKyBaHHS BE € 11ib0Ba KOpUryloda Teparnisi — 3aXUCT ypaXkeHUX IiJITHOK IIKipY Ta JiKyBaHHS
MiXypiB i paH, 3MeHIIeHHs 60JI10 11 cBepOiHHS, podisakTKa yCKIIagHEeHb (IJIOCKOKIITUHHOTO PaKy IIKipn).
3IiliCHEHO aHaJli3 BITYM3HSAHOrO PUHKY JI3, pEKOMEHI0BAHUX KJIIHIYHAM IIPOTOKOJIOM 1714 JIiIKyBaHHS bE
(paHO3arowBaNbHUX, aHTUOAKTEPi/IbHUX, aHTUTICTAMIHHUX 3aCO0iB, TONIYHUX TTIIOKOKOPTUKOCTEPOIIiB TOLIO).
BcraHosieHo, mo tizibku 9 MHH JI3 BritoueHi 1o HanjioHasbHOTO nepestiky Ta, BifloBiHO, MOXYTb

3aKyIIOBYBaTHC 32 OIOIPKETHI KOIITH. BCTaHOBJIEHO, 110 MeUYHI BUpOOU (MIepeB’si3yBabHI MaTepianu) 1



nauieHTiB 3 BE 3aKynoByl0ThCS LIEHTPAIi30BaHO 3a AE€P>KaBHUMU ITporpamamu, norpeda y JI3 Ta cneniajbHOMY
MeIVYHOMY Xap4yBaHHi IOKPUBAETHCS 3a KOIITHU MicleBUx 6101KeTiB. [[poBeileHO CKaHyBaHHS FOPU3OHTY IJIs1
BUsBJIEHHS JI3, 110 3HAXOSThCS Ha €Talli KJIiHIYHUX BUIIPOOYBaHb, & TAKOXK aHaJIi3 CBITOBOIO PUHKY opdaHHUX JI3
3a rokasaHHsIM «BE». 31ilicHeHO OLiHKy e(eKTUBHOCTI, 6€3MeKU Ta JOCTYNHOCTI iHHOoBauiiHux JI3 (Filsuvez,
Vyjuvek). 3nificHeHo aHani3 cTany i npobsem papmaleBTUYHOTrO 3abe3nedeHHs nauieHTis i3 BE. IIpoBeneno
KOMILJIEKCHE ONIMTYBAHHSI [1allieHTiB Ta JIiKapiB [[03BOJINJIO BUSHAYMTH OCHOBHI IIPOGJIeMH, [10B’513aHi i3
3aXBOPIOBAHHSIM, OLIHUTU COlliallbHO-€KOHOMiuyHMM Tarap BE Ta fioro BIMB Ha SIKiCTh XKUTTS NalLieHTiB. BusHayeHo

OCHOBHI ITP0O6JIEMHU Ta OOI'PYHTOBAHO HAIPSIMU yJOCKOHaJIeHHS (papMalleBTUYHOI IONTOMOrM NaljieHTam i3 P3

2. The dissertation is devoted to the substantiation of scientific approaches to improving the provision of
pharmaceutical care to patients with rare diseases (RD) under the conditions of health technology assessment
(HTA) using the example of epidermolysis bullosa (EB). The causes, clinical manifestations of different types of EB,
and epidemiological indicators were studied. A thorough analysis of clinical protocols and guidelines shows that
the only available method of treating EB is targeted corrective therapy - protection of affected skin areas and
treatment of blisters and wounds, reduction of pain and itching, prevention of complications (squamous cell skin
cancer). An analysis of the domestic market of medicines recommended by the clinical protocol for the treatment
of EB (wound healing, antibacterial, antihistamines, topical glucocorticosteroids, etc.) was carried out. It was
established that only 9 INN are included in the National List and, accordingly, can be purchased for budget funds.
It was established that medical products (dressing materials) for patients with EB are purchased centrally under
state programs, the need for preparations and special medical nutrition is covered by local budgets. A horizon scan
was conducted to identify medicines that are at the stage of clinical trials, as well as an analysis of the global
market for orphan drugs for the indication “EB”. An assessment of the effectiveness, safety and accessibility of
innovative medicines (Filsuvez, Vyjuvek) was carried out. An analysis of the state and problems of pharmaceutical
care for patients with EB was carried out. A comprehensive survey of patients and physician was conducted, which
allowed us to identify the main problems associated with the disease, assess the socio-economic burden of EB and
its impact on the quality of life of patients. The main problems were identified and areas for improving
pharmaceutical care for patients with RD were substantiated
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