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[IpoBeneno oIiHKYy KIiHIYHOT €(QEKTUBHOCTI, O€3MEKH Ta EKOHOMIYHOI
JOLIUTLHOCTI BUKOPHMCTaHHS 1HHOBaliiHUX MT s JiKyBaHHS paH y TAIli€HTIB, IO
CTpaXJ1at0Th Ha OyIb03HUH eninepmoni3 (BE) — pigkicHe reHeTHYHe 3aXBOPIOBAaHHS, IO
Ma€ TSDKKUN 1epedir 1 moTpedye MOCTIMHOTO MATPUMYIOUYOTo JIIKYBaHHS Ta orisiny. B
OCHOBY JIOCIJIPKCHHS ITOKJIAJICHO TIPUHITUTIH TOKA30BO1 METUITMHY Ta OIIHKA MEIMYHUX
texHousoriii (OMT). Po3po0sieHo MonrykoBy CTpATErio Ta 3A1MCHEHO MOUITYK pe3yJIbTaTiB
KJITHIYHUX JIOCTIJIKEHb 1 HAyKOBUX IMyOsmikaliii y 6a3ax ganux (bJ1) noka3oBoi MeIuiuHu
Pubmed, Cocrane, ClinicalTrials. Takox 10 yBaru Opaiucs gaHi 3BITiB, OITyOIIKOBaHUX
Ha odimiitaux caiitax FDA ta EMA. OcTaHHIM 4acoM akTHUBHO PO3POOJISIOTHCS Ta
BITPOBA/DKYIOThCS 1HHOBAIIHI MeanuHi TexHoorii (MT) — mikapcebki 3acodu nepeaoBoi
tepamii (JI3IIT), 30kpema, 3acobu reHHOi, KJIITHHHOI, TKaHUHHOI Tepamii. KiiHiuHI
nocmixerns (KJ[) cBiqyars mpo iXHIO JOCTaTHRO BUCOKY €(PEKTHBHICTH Ta OE3IeKy.
Pazom 3 TUM, €KOHOMIYHA JTOLITBHICTh 3aCTOCYBaHHS 1HHOBaLIHUX MT y OUIBIIOCTI
KpaiH He MiITBEp/HKeHa 4Yepe3 HaaMIpPHO BUCOKY BapTiCTh JiKyBaHHA. st Ykpainu
Hapasi Takox i MT nenoctynHi. OgHUM 3 MOMIIMBUX BapiaHTIB MOKE OYTH 3aKyIiBIIS
takux MT 3a moroBopamMu KepoBaHOTO AOCTYIY, IO TepeadadaroTh MPOBEICHHS
MIEPEMOBHH IIOJI0 I[IHH 1 YKJIQJaHHS TPSMOI YTOIU 3 BAPOOHUKOM.

Knwuoei cnosa: piaxicti (opdanHi) 3aXxBoproBaHHsI, OyJIL03HUM €migepMOoITi3,

1HHOBAI[IHI MEIMYHI TEXHOJIOT11, OLIIHKA, JIKapChKi 3aCO0M Mepe0BOi Tepartii.

Beryn. bynwosuuii eninepmoni3 (bE) — 1e piakicHe, reHeTUYHO 00yMOBJIEHE

3aXBOPIOBAHHS IMIKIPH, IKE XapaKTEPU3YETHCSI HA3BUUANHOIO KPUXKICTIO EIiJIEPMICY.
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Bynb-sxkuii MeXaHIYHUN BIUIUB MOXKE CHPHUYMHUTH YTBOPEHHS OOJIICHUX MYyXHPIB 1
BIIKpUTHX paH [1]. 3anexxHo Bix MyTalii y BiJNOBIAHOMY T'€Hi, IO BIANOBiAA€ 3a
O11KH, sIK1 3a0€3MeYyI0Th 3B’ 30K MDK IIapaMu IIKipH, BUAUISIOTH Kilbka TUIB BE:
npoctuid, nuctpodiuamii, MexxoBuid (FoHKIOHANBHUN) 1 Kinmrep [2]. ¥ HaWTOKINX
dbopMax ypaxxeHHsI OXOIUTIOIOTh HE TIUIBKHU LIKIPY, a i CIM30B1 000JIOHKH, BHYTPIIIHI
OpraHu, 110 CYTTEBO CKOPOYY€ TPHUBATICTh Ta 3HMXKYE SIKICTh JKUTTS MAIli€eHTIB. B
YMOBax 3pOCTAlOYMX HE33J0BOJICHUX MEIUYHHUX MOTPeO Ta OOMEKEHHX PECYpCHUX
MOXJIMBOCTEH TIONMIYK UUISIXIB YJOCKOHAJICHHS MEIW4YHOI ¥ (apMaieBTUYHOI
JOTIOMOTH OphaHHUM TAIlIEHTAM € aKTyaJIbHUM 1 BAXKJIMBUM 3aBJIaHHSIM.

Metoau Ta maTtepianu. Ha 3acagax 70ka30B0i MEIUIIMHU Ta OIIHKU MEUYHUX
texHosorii (OMT) mpoBeneHO MONIyK 1 KPUTHYHY OIIHKY PE3yJIbTaTiB KITHIYHUX
JOCIIIKEeHb, HayKkoBuXx mmyosikaiiil y b/l Pubmed, Cocrane, ClinicalTrials.

Pe3yabTaTtu gocaigxens. Ha cboronHi paaukaibsHOro MeTony JiikyBaHHs BE
He icHye. BUIbIIiCTh TepanmeBTUYHUX MIJIXOJIB 30CEPEKEHI HA CUMITOMATUYHOMY
JIKYBaHHI Ta AOTJsAL: MpodiIakTUIll 1H(EKIiH, moAeHHI 00poOIIl paH, 3HEO0JICHH1
Ta HYTpUTUBHIA miaTpuMii. OCKUIBKM TIKIpa TaKUX TMAIleHTIB HE BHUKOHYE
MOBHOI[IHHO CBOI 3aXUCHI ()yHKII1i, BETUKE 3HAYEHHS MalOTh CTEPUIIBHICTD 1 KOHTPOJIb
iHpekmiil. Taka miaTpUMyrOYa Teparisi HaJ3BUYaifHO 3aTpaTHa Ta BUMAarae rnmocTiiHoi
yBaru 3 00Ky MEIMYHOTO TepCcoHaTy U poaunu [3, 4].

OcTaHHE JECATWIITTS CTajlo MEepPIOOM NPOPHUBIB y AOCTIIKEHHI MOXIMBHX
MetojiB etioTtpormHoi Tepamii BE [5]. 3a pe3ynmpTaTaMu CHUCTEMAaTHYHOTO OTJISITY
miteparypHux pkepen 3a miaxogom PICO Bu3HaueHi HaWOUIBII IEPCIICKTUBHI
MenuuHi TexHosorii (MT), mo po3msiAatoTbess SIK  MOTEHIIWHI HUISAXU 10
paanKaIbLHOTO JIIKYBaHHS 111€i XBopoOu. Lle 3acodu nepenoBoi Teparii, a came:

1. 'enna tepanis. OauH 3 HAMMEPCIIEKTUBHIIIUX HAMPSMKIB — YIIPOBAIKEHHS
(yHKIIIOHATBHOT KOMIil reHa, Ikl BTpaTuB a00 3MIHUB cBOIO QyHKuUI0. Y 2017 p. B
ITami Bmepmie Oyio yCHINIHO MEPECapKeHO MIKIPYy, BUPOIIECHY 3 MOAM(IKOBAHUX
cToBOYypoBUX KIITHH namieHta 3 auctpodiuaum BE (DEB). Bueni Bukopucramu

PETPOBIPYCHI BEKTOPH, MO0 JIOCTaBUTH «3J0pOBY» Bepcito rena LAMB3, mro
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BIJIMOBIAAE 3a CHHTE3 JaMiHIHy-332 — Oiigka, HEOOXIMHOro [JIsi IPHUKPIIICHHS
enigepMmicy 10 aepmMu. ExcriepuMeHT BUIAaBCS YCIIIIHUM — MAlli€HT BHXKUB, HIKipa
30epirae cTablIbHICTh KUJIbKA POKIB.

2. KnitTuHHa Tepamisi — BUKOPUCTAHHS ME3€HXIMaJIbHUX CTOBOYPOBHX KIIITHH
(MCK) abo ¢i6pobnacTiB, SKi MOXKYTb CIPHUATH 3arOEHHIO MIKIPU M HaBITh YACTKOBO
samintyBatu AedexktHl kmituHM. Kmaiyal pocmimpkenas (KJ) moBonars, 110
BHYTpIIIHbOBeHHE BBeAeHHS anoreHHux MCK Moke mokpammTu CcTaH MIKipU U
3MEHIIUTH 3ananeHHs. [Hma MT — TpaHcraHTals ajJoreHHuX abo ayTOoJOTIYHUX
¢10pobnacTiB, 1mo cekperyioTh konareH VII (Oinok, skuil yacto ACPIIUTHUN Yy
naiieHTiB 13 DEB). Ile 103Bosisie 3MIITHUTH HIKIPHO-EM1IEPMAJIbHUM 3B’ SI30K.

3. BinkoBa 3amicHa Teparisi MoJisira€ y BBEJICHHI peKOMOIHAHTHUX OLIKIB, SIKi
3aMilaloTh BIACYTHI a0o nedextHi Ouikm wmkipu. Hanmpukman, y pa3it DEB
PO3TIAAAETECA MOMKIIMBICTh JIOKAJIBHOTO YM CHCTEMHOTO BBeNeHHS kojareny VII.
T'OJIOBHOIO MPOOJIEMOIO 3aJIMIIAETHCS HOro epeKTUBHE MPOHUKHEHHS 10 Mics Jii Ta
3ano0iraHHs IMyHHIH peaxii.

4. Tepamis 3a pomomoroio penaryBaHHs TeHoMy (CRISPR/Cas9).
BuxopucroBytoun 1o MT, nocimiHUKM HamararoTbCsi O€3MOocepeHbO BHUIPABIIATH
MyTalii B KIiTHHAX naiieHTa. Hapasi neit Meroa Ha panHix crafisax K/, BiH BigkpuBae
IUISAX JI0 TTOTEHIIMHOTO «TeHETHYHOTO JIIKyBaHHM» BE.

5. BioiHxkeHepH] WKipHI TOKPUTTS. OCTaHHIM YaCOM aKTHBHO PO3POOJISIIOTHCA
0101H)KEHEpH1 MaTPHIIl Ta PETeHEePATUBHI OB’ SI3KH, SIK1 HE JIMIIE 3aXUINAI0Th MIKIpPY, a
W CTUMYJIIOIOTH 11 BiTHOBJIEHHS. J{esKi 3 HUX MICTATh ()aKTOPH POCTY, AHTUMIKPOOHI
areHTH Y4 HaBITh KUB1 KIITUHU. Taki MT MOXyTh 3HaYHO MOKPAILUTHU SIKICTh JKUTTS
XBOpHUX 1 IPUCKOPUTH 3aTOEHHSI paH.

JIyist OUTbII JETaNbHOTO BUBYEHHS OyJid 0OpaHl TpW HEUIOJIaBHO 3aTBEPKEHI
JI3 3a pesynbraramu KJ| 1 pekoMeH10BaH1 10 BUKOPUCTAHHS y MALIE€HTIB 13 PI3HUMHU
dbopmamu BE. Ile npenapatu y dhopmi Tomunux remis FILSUVEZ® (birch triterpenes),
Vyjuvek™ (beremagene geperpavec) Ta 3aci0 kimiTuHHOI Tepamii Zevaskyn™

(prademagene zamikeracel, abo pz-cel).
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[lepmmii npenapat — Filsuvez, renb A MICLIEBOrO 3aCTOCYBaHHSI Ha OCHOBI
TputepreHiB Oepesu, Bimomuid Takox sk Oleogel-S10, 3acToCOBYIOTH ISl JIIKYBaHHS
pan npu DEB 1 JEB y gopocnux marieHTiB 1 giteir 3 6 micsuiB. [lepeBaramu JI3 €
MO>KJIMBICTh aMOYJIaTOPHOTO 3aCTOCYBaHHsA, camocTiiiHoro HaHecenHs JI3. Filsuvez
CHpUSIE 3aTOEHHIO PaH, MOIYJIIOIOUH 3allaJIeHHs, CTUMYJTIOE€ YTBOPEHHS HOBOT TKAaHUHU
i miaTpuMye KipHUA 6ap’ep. JI3 MICTUTh CyXHM €KCTpakT JABOX BHIIB Oepesu, 110
CKJIQIA€ThCSl 3 TPHPOJHUX PEUYOBHH (OCTYNiH, OCTYIIHOBY KHCIOTY, €PUTPOMIIOIN,
JYTEOoa Ta OJEaHOJOBY KHUCIOTY). BapTo 3ayBakutu, 10 TpUTEpIieHU Oepe3u
BUKOPHUCTOBYIOTBCS JUISl 3arO€HHS TSDKKUX paH MPOTITOM TPUBAJIOTO 4acy, Mpo IO
cBiquath ycmimHil pe3yapbtatd KJI. Filsuvez orpumaB necirHaimito «opgaHHHIA
npenapat» 23.02.2011 p., y 2022 p. OyB cxBasienuit EMA. Y 2023 p. npenapat Oleogel-
S10 BupoOHuTBa KOMIaH1i « Amryt Pharma» 0yB cxBanenuit FDA st nikyBanas DEB
1 JEB. OcHoBoto ajis 1poro € pesynbTatd nojasiiiHoro ciinoro PKJ[ EASE III ¢a3u
(NCTO03068780) 3a yuyacti 223 marieHTiB (3 HUX 195 oci6 (87 %) crpaknatots Ha DEB,
26 (11,7%) — JEB) 3 panamu po3mipom 10-50 cm?, sxi manm micue Bix 21 qusa mo 9
MicsiB. Cepen yuacuukiB KJ[ 6yso 156 negiatpuynux naiieHTiB (110 craHoBUTH 70 %
BiJl 3arajbHOi KUIBKOCTI). Jlyisi 3a0e3medeHHs HaAIMHOCTI JOKa3iB MAallleHTH OyJu
PaHJOMHO PO3MOJIICH] Ha JBI IPYNH (EKCIIEPUMEHTAIBHY Ta KOHTPOJILHY (TU1aiedo) 3
KuTbKicTiO narieHTiB 109 ta 114). Kinnesa Touka — 3aKpUTTA 111b0BO1 panu. [Ipotsrom
3 micsiB KOXKHI 4 JHI HA TOBEPXHIO paHU HAHOCWJIM Telib mapoMm 1 mMm. B pesynbrari
41 % mnarienTiB, sxi BukopuctoByBaimu Filsuvez (45 31 109 oci0), nocsriau nijiboOBOro
3aKpUTTS paHu MOPIBHSAHO 3 29 % rpynu 1wianedo (33 31 114). Beranosneno, mo y
Mali€HTIB auTsA4oro Biky Ha 70 % Ouibllle IIAHCIB JOCATTH 3aKpUTTS paHU 3a
nonomororo Filsuvez, mopiBusiHO 3 tuiane6o. Yepe3 90 nHIB y marieHTiB 3MEHIIAIACS
KUIBKICTb epeB’ 30K (Ha OAHY pa3 Ha 2 TuxHi). [Jo 90-ro AHs MOHA TPETUHY NAIlIEHTIB
eKCIIepUMEHTaNIbHOI Tpynu (n = 47; 36 %) Oinblne He MOTPeOyBaK IIOJICHHOT 3MIHU
noB’s130K npotu 11 % martienTiB rpynu tiane6o (n = 53). Anani3 6e3nexu JI3 cBiqunTs,
1110 HAaHO1IBIIT TOIMPEHUMH € PEAKIIii B MICII1 3aCTOCYBaHHS, TaKl K O171b 1 CBEPO1K, 110

cnioctepiramucs y 7,3% B ekcriepuMeHTanbHii rpyni ta 6,1% — y xonTponbHii. K]
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CBIJTYaTh PO OUIBIII IMIBUAKY MMOBTOPHY €MITEI3AIlII0 PaH — PaHU 3aKPUBAJIUCS IIBHUIILIC
3 Oleogel-S10, Hix 6e3 HpOTO (15,3 MpoTH 16,5 1HIB) [6].

[Ilog0 eKOHOMIYHOI CKJIaJIOBOI, TO B PE3yJIbTaTl aHaJi3y OyJI0 BCTAHOBIIEHO, L0
1iHa 3a ynakoBky remo Filsuvez 10 % y npo6ipkax 25 mi ctaHoButs 1 905—2 200 mod.
CILIA. CxrnanHo po3paxyBaTH BapTiCThb KypcCy JiKyBaHHS, OCKUIBKH BiH 3aJI€KUTh BiJ
IJIOMII ypakeHO1 MOBEPXHI IMIKIpH Ta 0aratboX IHIIMUX (DAKTOPiB. Aje OJTHO3HAYHO
MOKHa TOBOPHUTH IPO BHCOKY BapTiCTh TAKOTO JIIKyBaHHS, IO CHpPAaBIIsi€ 3HAYHHMA
BILTUB Ha O10/pKeT. ToX /10 cXeM BiAIKOyBaHHs el JI3 He BKIIIOUEHO.

Hpyruit anamizoBanuit JI3 — 3aci6 rennoi Tepamii Vyjuvek™ (beremagene
geperpavec-svdt, abo B-VEC) komnanii Krystal Biotech (CIIIA), sikuit Oyi0 cxBajaeHO
FDA nns nikyBannas DEB y marienTiB BikoM Bif 6 micsiB y TpaBHi 2023 p. Lleit 3aci6
y BHUIJISA1 TOMNIYHOIO TEJI0 MPU HAHECEHH1 Ha MOBEPXHIO MIKIPU YCYBAa€ M€HETUUHY
npuunHy DEB, BigHOBIIO€ ()yHKIIOHAJIBHI KOIMIi YIIKOJUKEHUX TIEHIB, MOKPAILy€e
3aroeHHs pad. K| noBeneHo eeKkTUBHICTh — OBHE 3arO€HHS paH yepe3 3 1 6 MICAIIIB.
EMA Oyno npucBoeno B-VEC craryc opdannoro JI3, mo nependayae crpolileHy
IpoLeaypy OTPUMaHHS 103BOJTy Ha MapkeTuHr B €C.

VY mnamientiB 13 DEB mytoBanuit ren COL7A1 npuszBoauth a0 nediuuty
kojareny VII, mo copuuuHs€ HENOCTAaTHE YTBOPEHHS 3aKpimioroyux (iOpua 1
MPU3BOJUTH JIO JIAMKOCTI ¥ BiamiapyBaHHs MmKipu. Mexanizm naii JI3 monsrae B
noctaBill 1Box ¢yHKiioHansHUX komid reHa COL7A1 6e3nocepeHbO B KIITHHU
KepaTuHOIUTIB 1 (iOpobnacTiB BiAKpUTHX paH. [ 1bOro BUKOPUCTOBYETHCA
FCHEeTUYHO MOAM(DIKOBaHHMM (CTBOpeHUH B J1abopaTopii) BIpyC IMPOCTOrO Teprecy
(herpes-simplex virus type 1 — HSV-1). Opranizam oTpuMye MOKJIUBICTb BUPOOJISATH
outok komareny VII, moTpiObumii mns QopmyBaHHs 3akpirurorounx (iOpui, sKi
YTPUMYIOTh Pa30M €MiIepMIC 1 AEpMY 1 COPUSIOTh 3aKPUTTIO paHu [7, 8].

s ominku edpextuBHOCTI 1 6e3nexku B-VEC Oyno npoBeneHe noaBiitHe cirne
miare6o-kouTponroBane PKJ[ (GEM-3) 3a yuactio 31 mamienTa i3 DEB Bikowm Bix 1
10 44 pokiB (cepeaniit Bik 17 pokiB). OOpoOKy paH NpOBOIUIN HIOTHXKHS 10 TIOBHOTO

3aroeHHs. KiiHiuHuM pesynbTaToM € moBHe 3aroeHHs panu (100 % 3akputts). YV
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KOXHOTO MallieHTa 0yjno o0paHo NB1 MOAIOHI paHu, OAHY JiKyBanu Vyjuvek, iHiry —
reneM rane6o. 3a 24 THKHI TOBHICTIO 3aKkpuiucs 65 % pan o6pobinenux Vyjuvek i
26 % — mane6o. Y tprox mamieHTiB (10 %) BusiBieHo moOiyH1 peaxiili (CBepOiK,
03H00), 1HOMA1 3’SABIISTIOCS TTOUYEPBOHIHHS, BUCHII, KAIlIellb 1 HEKUTh — MO 2 BUITAJIKH
(6 %) [9]. 3Baxkaroun Ha mo3utuBHI pesynbratu KJI, y motomy 2025 p. EMA
peKoMeHI0BaHO cxBauTU Vyjuvek® nms sikyBaHHsa paH y namieHTiB 3 DEB, ski
MaroTh MyTaiii B reHi konareny tumy VII anbda-1 (COL7A1) 3 HapomKeHHS.

Pazom 3 TuM, mina Ha Vyjuvek cranoButs 24 250 gon. CILIA 3a ¢nakoH, To06TO
pivHa BapTICTh JIKYBaHHS OJHOTO TarfieHTa — y cepennbomy 631 000 non. CILIA [10].
Omxe, po3risaaTyu BapiaHT 3a0e3nedeHHs: TakuM JI3 yKpaiHChKUX MAall€HTIB MOKUA IO
HEIOIUIbHO. €MHUM MOXJIMBUM BapiaHTOM MOXe OyTH y4yacThb TMalll€HTIB Y
JOCTIPKEHHAX y paMKaX KEpOBaHOTO BIIPOBAKEHHS (31 300poM peasibHuxX AaHux RWD).

Tperiii iHHOBaiitauii ipenapatr — ZEVASKYN™ (prademagene zamikeracel,
a0o0 pz-cel) — ayTosoriuHa reHHa Teparrisi Ha OCHOBI KJIITHHHOTO JINCTA JIJIS JIIKYBaHHS
peuecuBHoro nuctpodiunoro bE (RDEB), sikuit cranoButh MeHie 5% Bumnankis bE.
29.04.2025 p. FDA cxBamuio ue#t JI3 kommanii Abeona Therapeutics aJis TiKyBaHHS
paH y Jopociux 1 Jited, mo crpaxaaoTs Ha RDEB. Ile nepiia ta earHa KIITHHHO-
TeHHA Tepartis, gKa JT03BOJISIE 32 JOTIOMOTOIO OJIHIET TMPOIEAYPHU 3HAYHO MOKPAIIUTH
3aro€HHS paH 1 3SMEHIIUTH O1JTb.

ZEVASKYN cknanaeTscs 3 BIaCHUX KIIITUH HIKIPY MAallieHTa (KEPATUHOLIMTIB),
K1 OyJTM TeHeTUYHO MO IM(DiIKOBaH1 11 BUpOOJIeHHS (PyHKITIOHAIBbHOTO KoJjareny VII
tury. KiliTHHYA pO3MHOXKYIOTHCS B KEPATUHOIIUTAPHI IIApU TIEPE]T BAKOPUCTAHHSIM JJISI
MOKPUTTS pPaH MAI€HTIB, CHOPUYMHEHUX I1HMEKUINHUM JI€PMATUTOM JIUXATbHUX
nusixiB (RDEB), mig uac xipypriunoro BTpyuyanHs. JIMCTH npajemMareHy 3amikeparen
XIpypriuHUM LUISTXOM HAKJIQIal0ThCSl HA YPAXKEHI TUISHKY IIKIPU Nali€HTa, IpUuioMy
10 12 nucTiB po3MipoM 3 KpEIUTHY KapTKY 3'€THYIOTHCS Pa30M JIJIsl TOKPUTTS BETHKUX
TUISTHOK 200 HAKIIAJAI0ThCs OKPEMO Ha JIEK1JIbKa OKPEMUX paH.

CxBanenns FDA r1pyHTyerbess Ha kimouoBomy KJI I ¢asu VIITAL

(NCT04227106), sike NeMOHCTPY€E IOCSITHEHHsSI 2 CIHUIBHUX TEPBUHHUX KIHIIEBHX
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TOYOK €(PEeKTUBHOCTI — CTATUCTUYHO 3Hauylle 3aroeHHs paH Ha 50% 1 Oinblie BiA
MMOYATKOBOTO PIBHS 1 3MEHIIEHHS OOJII0, OIliHEHEe uepe3 6 wmicsamiB. 3 43 paw,
o0pobnenux Zevaskyn, 81% pan nokazanu 3aroenss Ha 50% a6o 6inb1e (P <0,0001),
OLlIHEeHE Yepe3 6 MIcsIiB, MOpiBHAHO 3 16 % y 43 KOHTpOJIBHUX paHax, 0OpOOIECHUX
cragnaptao. KJ[ ¢aszu 1/2a (NCT01263379) noka3zano, uio 3 38 pan y 7 BUMagKax
OJIHOpa30Be 3acTocyBaHHs Zevaskyn Oyno TmoOB'si3aHe 3  JIOBFOCTPOKOBUM
MOKPAIEHHSAM CTaHy MPOTATOM TPHUBAJIOTO Yacy CHOCTepekeHHs (Big 4 10 8 pOKiB,
Mesiana 6,9 poki). [TonepemkeHHs Ta 3amo01>KHI 3aX0/1H, TTOB’3aHi 13 3aCTOCYBaHHSAM
JI3, BKIIOUAIOTH pEaKIli TINEePUYyTIUBOCTI JO BAHKOMIIMHY, aMiKalMHy abo
JOTIOMIKHUX PEYOBUH Mpenapary; I1HCEPUIMHUN OHKOTeHEe3, OIOCEPEIKOBAHUM
perpoBipycHuM BekTopoM (RVV); ta mepenauy indexmiit. Jlo mommpeHux moOidHux
peakiiii (yactota 10 5%) HanmexaTh O1b 1 CBEpOLXK M1/ Yac MPOLETYPH.

Ouikyerbcs, 1m0 JiKyBaHHS Oyae nocrynHe y III kBapram 2025 p. uepes
kBaiikoBani jikyBaibHi 1eHTpH (QTC) [1]. Hapasi omnpaiiboBytOThCS pi3HI MOXKITUBI
BapiaHTH 3a0€3MeUYeHHS JOCTYITHOCTI IHHOBAIIHUX TEXHOJIOT1H JIIKYBaHHSI 17151 TAI[IEHTIB.

FDA mnanmano pz-cel craryc mnpemnapaTy pereHepaTUBHOI MEIUIIMHU IS
NepeoBoi Teparii, NpopuUBHOI Teparii, oppanHoro JI3 Ta npenapaty A JIKyBaHHS
PIAKICHUX NEAIaTPUYHUX 3aXBOPIOBAHb.

[lina mpemapary Zevaskyn (mpagemareH 3amikeparien), MpU3HAYeHOTro IS
JiKyBaHHs paH y nopociux Ta aited 3 RDEB, y CIIIA cranoButume 3,1 MiH 1071.

BucnoBku. OCTaHHIM 4acOM aKTHUBHO PO3POOJISIOTHCS Ta BIPOBAKYIOTHCS
IHHOBAIlIHI MEIWYHI TEXHOJOTII JIs JikyBaHHS BE — mikapceki 3acobm mepeaoBoi
tepamii (JI3IIT), 30kpema, 3acoOu reHHOI, KIITUHHOI, TKAHUHHOI Teparii. KmiHiuHi
JOCIIKEHHS CBITYATh MPO iXHIO JOCTATHHO BUCOKY €(EeKTUBHICTh Ta Oe3nexy. Pazom
3 TUM, €KOHOMIYHA JIOIUIBHICTh 3aCTOCYBaHHA 1HHOBaUIMHUX MT y OuUIbIIOCTI KpaiH
HE MIATBEPKEHA Yyepe3 HaAMIPHO BUCOKY BapTiCTh JiKyBaHHs. s Ykpainu Hapasi
takox i MT HemocTymHi. OqHUM 3 MOKIIUBUX BapiaHTIB MOKe OyTH 3aKYITiBIISI TAKUX
MT 3a qoroBopamu KEpOBaHOTO JAOCTYITY, L0 TIepe10adatoTh IPOBEACHHS TEPEMOBHUH

I0JT0 IIHY 1 YKJIaJIaHHS MPSMOT YTOIU 3 BUPOOHUKOM.
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[HHOBAIIIMHI TOCTIIKEHHS 1 PO3POOKH 3MIHIOIOTH YSIBJICHHS IIPO MOMKJIMBOCTI
JIKyBaHHS PIIKICHUX 3aXBOPIOBaHb, SKi JOHETABHA BBAXKAJIUCS HEBUIIIKOBHHMH,
3okpema i BE. 3aBmsku MLKAMCIUILIIHAPHIA CHIBIpalll T€HETUKIB, JepMaTOJIOrIB,
MOJIEKYJISIpHUX O10JIOTiB Ta O101HXEHepiB, XBopoOa, sika I1Ie JAOHEJaBHA MpHUpiKaia
JiTe Ha CTpakKIaHHS ¥ KOPOTKE KHUTTS, MOCTYNOBO HaOyBa€e CTaTyCy MOTEHIIIHO
KOHTPOJIHOBAHOTO a00 HABITh BIIIIKOBHOTO cTaHy. OJIHaK BaKJIMBO PO3YMITH: TIEpE]l
BIIPOBAKEHHAM HOBITHIX MT y mmpoKy KITiHIYHY MPAKTUKY CTOITh HU3KA BUKIIUKIB —

eTUYHUX, ()IHAHCOBUX 1 PETYJISITOPHHUX.
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Abstract

Clinical effectiveness, safety and economic feasibility of applying innovative
MTs for wound care in patients suffering from epidermolysis bullosa (EB), a rare
genetic disease with a high burden and requiring constant supportive treatment and
care, were assessed. The study is based on the principles of evidence-based medicine
and health technology assessment (HTA). A search strategy was developed, a clinical
question and keywords were identified using the PICO approach, and the results of
clinical trials and scientific publications were searched in the Pubmed, Cocrane, and
ClinicalTrials evidenced-based medicine databases. Data from reports published on the
official websites of the FDA and the EMA were also taken into account. Recently,
innovative medical technologies (MTs), such as advanced therapy medicinal products
(ATPs), in particular, gene, cell, and tissue therapy products, have been actively
developed and implemented. Clinical trials (CTs) show that they are quite effective and
safe. At the same time, the economic feasibility of using innovative MTs in most
countries has not been confirmed due to the excessively high cost of treatment. These
MTs are currently unavailable for Ukraine as well. One of the possible options may be
the procurement of such MTs under managed entry agreements, which involve
negotiating the price and concluding a direct agreement with the manufacturer.

Key words: rare (orphan) diseases, epidermolysis bullosa, innovative medical

technologies, evaluation, advanced therapy medicines
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