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HOBVHM MIDKHOPOAHOTO TMYKHST OBIBHAHOCTI
NPO OYABO3HUN ENIAEPMOAI3

Mera poGOTH — NpeACTaBUTH KOPOTKUI (haxoBuii indopMamiiHuil OrJisil, IpUCBAYEHUIT HOBITHIM MizKHAPOAHUM PO3PO6-
KaM y Taysi Tepanil xBopux Ha Oysibostuii erigepmoiis (BE).

Marepiamm ta metoau. Ha HayKoBO-IIpakTUYHUX KOH(bEPEHIIisX, AKi BinOyauck mig yac MisKHapOIHOro TUKHS 00i3HA-
nocti mpo BE, 6ys10 orpuMmano ta npoanaiizoBano HOBITHIO (haxoBy iHpopMaiiiio (repeBakHo 3 Be6-caiiTiB) mo10 po3poOboK
y CIIIA, Besmko6puTanii Ta [3paisi HOBITHIX yI0CKOHAJEHUX METO/IB Tepaliii Ta HAHOMEINYHOTO BIVIMBY Ha IIKiPY XBOPHX.

Pesyabraru ta 06roBopennsi. [1poanamnizoBano indopmaliio mpo HOBiTHI MisKHAPOAHI PO3poOKH y chepi JTiKyBaHHS XBO-
pux Ha BE.

[uctpodiuna popma BE xapakrepusyerbest unciennumu mytaitisimu y reni COL7A1, sikuit kogye konaren VII tuy, 1o
MIPU3BOINTD 10 CTPYKTYPHOI Ta (DYyHKI[IOHATBHOI HEOCTATHOCTI AKIPHUX (hiGPUIT 1 BIAMOBIZAHO 0 PO3IIENIEHHS MIKIPH Ha
cyO6azambpHoMy piBHi. 3 oruisiay Ha 1ie kommanist Krystal Biotech pospo6uiia mpenapar KB 103 (bercolagene telserpavec), sikuii
€ 3aTTaTeHTOBAHNM KaHINAATOM JIJIST IPOBEIEHHST MiCIIeBOI TeHHOI Teparii: foctaBku (yukiionambaoro reia COL7A1 6e3mo-
CepPe/IHbO B KJIITHHHY MIKIPU 3 BAKOPUCTAHHIM MOM(DIKOBAHOTO i OE3IIEUHOT0 BipyCy MPOCTOTO TepIIecy.

Ille omHi€l0 HOBMHKOIO cTajia iHHOBAaIliiiHa po3pobka Phoenix Tissue Repair auis mocaignunbkoi Tepamii BE, Bijoma sk
PTR-01 (cucremunii pekom6binanTHuii kosaren tuny VII (rC7) mus nikyBaHHS XBOPHX i3 peleCHBHUM AUCTPOMIUHIM
BE). rC7 € norenuiiino MoaudikoBaHuM JiKapcbKuM 3aco000M JJIsl BHYTPIIHBOBEHHOTO BBeleHHs. MexaHism itoro aii
noJisitae B 3aMiHi sledpeKTHOTO KostareHy tuiry VII 310poBMM KOJIATeHOM Y TUX MICIISIX, Jie BiH yKpail HeoOXiqHUIA.

Hocainauku 3 KoposiBebkoro Kosemsky JloHioHa cTBOpUIN clielindiuHy [epes’si3yBajibHy PYKaBUUKY, PO3POOJIEHY JJIst
3aJI0BOJIEHHS] KOHKPETHUX MOTPeO [ Yac MepeB’si30K Ta yTPUMAHHS PO3/ITIEHUMY TTAJIbI[B MAI[IEHTIB 3 PELECUBHUM JIVC-
tpodiunnm BE 3 MeToi0 mpodilakTUKN TCeBAOCHHAAKTHIII. 3a MTaHUMKU TEMaTHYHOTO aHali3y GyJo BUSBIEHO BiciM
OCHOBHUX 1TOTPeO KOPHCTYBAYiB: MOTINHAHHS, TPUXUIBHICTb, KOM(bOPT, TPUCTOCOBAHICTD, TPOCTOTA HAHECEHHSI Ta BUJIA-
JIEHHSI, IMXaHHS, 3aXUCT Ta TirieHa pyk. L[l morpe6u Oy/iu BpaxoBaHi B An3aiiHi TAKUX PyKaBUYOK 1 Ha ixHiil ocHOBI goci-
HUKW CTBOPUJIN /[BA TIOYATKOBUX IIPOTOTHUITH.

[likaBuM Ta morenItiiino npusabansumM as xsopux 3 BE € Spin Care, pospobienuii B I3paini eeKTponpsauabHiii mpu-
CTPiil st BKAKOI Ta 6e3601iCHOI 30BHILIHBOI 0OPOOKH OIKIB I pAHOBUX TOBEPXOHb.

BucuoBku. Orpumana iH(opMallist CBIAUUTD SIK PO BiKe JOCIATHYTI 6araToobilsioui pesybrati MaTOreHeTHYHOIO JIKY-
BaHHs xBopux Ha BE 3 Bukopucranusam HositHixX npemnapatis (KB-103, EB-101, rC7), Tak i npo noJiinieHHs MiciieBoro
BTPYYaHHS 3 IOIIOMOTOI0 HAHOBOJIOKHUCTUX HEPeB’I30K.

Kirouosi ciioBa

bynbosuuit emizepmortis, maToreHeTHYHE JTIKyBaHHS, HAHOBOJOKHUCTI TIepEB 3K M.

HAPOJHUN THIKAEHb 00i3HAHOCTI TIpo Oy-
spo3unii emizepmoatiz (BE). Y 1eit mepion y Bchomy
CBITI cepeji HaceJeHHs Ta JIKapiB aKTUBHO TOIIIH-
pIoeThes iHdOpMaIisa Tpo Tie 3aXBOPIOBAHHS, HOBI
MEeTOIU MOro JIIKYBaHHS 1 PO Te, SIK IIPaBUJIbHO
JOTTISAIATH 32 YPaKEHOTO MTKIPOI0 ¥ TAKUX XBOPHUX.

Bpomxenuit BE — 11e rpyna pikicHUX reHeTH4-
HO Ta KJIHIYHO TeTepPOreHHUX 3aXBOPIOBaHb, AKi
XapaKTepU3yIThCs YTBOPEHHSIM Ha IIKIpi Ta CJIU-
30BHX O0OJIOHKAaX MiXypiB YHACJIOK HE3HAYHOTO

I I | OpoKy 3 25 1o 31 JKOBTHS MPOXOANTH MiK-

Teprss abo TpaBMyBaHHs. UMCIIeHHI TO3aIIKipHi
BUSIBU MOXKYTb CYIIPOBOJIKYBATHU Ta TOTIOBHIOBATH
Pi3HI MiATUTIN TTi€1 ATOIOTI1. 3TiAHO 3 OHOBIEHUM
y 2014 p. xorcencycom miozo kracudikaiii bE Ta
BUXOJISIYM 3 PIBHS ypasKeHHs MIKipH, GYJI0 3aI1POTIO-
HOBAHO iIeHTU(}IKYBaTU YOTUPU OCHOBHUX TUIIH
BE: inTpaeminepmansuuii (mpoctuii BE); mokasriso-
BaHuil B Mexkax (Mmexesuil BE) ab6o mikue (auc-
tpoiuruii BE) 6asambroi memGpanu; 3minrana
kaptuna ypaxkenns (cunapom Kingmnepa). Ctpuk-
TYPHU, CTEHO3H, CUHEXI], TICeBIOCHHAAKTIIII, MIKPOO-
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Ha cynepindexiisi, auctpodis HITTIB i ajoreris €
MOJKJTMBAMHE YCKITQAHEHHAME KJIIHIYHOTO TIepebiry
pisnux migrumis BE. 3a Tskkoro mepebiry i€l
MATOJIOTI1 TTOCTYTIOBO (POPMYIOTHCI CHCTEMHI 03HA-
KH: KaX€KCisl, 3aTPUMKa Pi3MUHOTO PO3BUTKY JUTH-
HU, XPOHIUHE 3aTajieHHsd, iH(eKIIii/cerncuc, anemis
toto. Ha choroziHi cTanaapT J0TJIsily 3a XBOPUMU
Ha BE oOMeXyeThest TepeBakHO TMaTiaTHBHUMU
METOIaMU JIiKyBaHHSI.

IIporo poky 23 kosTHst y Kuesi BinOynucs asi
(haxoBi KoHbepeHtii, 1110 Oy MPUCBSTYEH] TTUTaH-
HSAM JIIarHOCTUKU Ta 1HHOBALIWHOrO JIiKyBaHHSI
xBopux Ha BE. ¥ pamkax MixHapogHOTO THXKHS
o6iznanocti mpo BE Oyura npezcrasiena indopma-
Iis1 1IPO HOBITHI MIKHApPOAHI PO3poOKH y cepi
JIIKyBaHHS IThOTO 3aXBOPIOBAHHS Ta CAHITAPHOTO
CYTIPOBO/IYy XBOPUX.

[uctpodiuna dopma BE xapaxrepmsyerncs
yucjaeHHUMU MmyTaiisiMu (onucano nonan 600)
y reri COL7A1, axnii koxye komaren VII tury, mo
MPU3BOJUTH /0 CTPYKTYPHOI Ta (hyHKIIOHATHHOI
HEJIOCTATHOCTI AKIPHUX (1)i6pI/IJ1 1 BIAIIOBIZHO 1O
posIIenieHHsT MKipu Ha cyb6a3ajbHOMY pPiBHI.
Pospobusennii kommanieo Krystal Biotech mpema-
par KB103 (bercolagene telserpavec) € 3anatenTo-
BaHUM KaH/IUJIATOM JIJIg MICII€BOI I'eHHOI Teparii:
noctaBku pyHkiionaabHoro rera COL7A1 6esro-
CEPenHbo B KIITUHU MIKiPA 3 BUKOPUCTAHHIM MO-
mdikoBaHOTO i 6E3ME€YHOTrO BipyCy MPOCTOTO Tep-
necy. KB103 6yB ymocroenmii ssanuss PRIME
(PRIority MEdicines) Bix €Bporieiicbkoro areHT-
cTBa 3 Jikapchkux 3acobiB (EMA), ske mpucBoio-
I0Tb IIperapaTaM-KaH/uaTaM /st Tepariii 3 6arato-
OOIISIIOYNMY  KJIIHIYHUMU JTaHUMU, 10 JTeMOHCT-
PYIOTH IXHill TO3UTUBHUI TepalleBTUYHUN TTOTEHIIi-
aJl IIpY JIIKYBaHHI 3aXBOPIOBAHb 3 BUCOKMMU He3a-
JOBOJIEHUME Me[ndHuME rnorpebamu. Taka 1mo3u-
trBHa Binzaaka KB103 rpynTyeThes na momepennix
pesyabraTtax gociuimkenus GEM-1 ¢az 1/2 (NCT
03536143) i mogaTKOBUX HEKJIIHIYHIX HaHuX [5].

[lepma ¢asza 1bOro AOCIPKEHHST BKJIOYAJa
06CTeKEHHST Ta JIKYBaHHS [BOX [OPOCIUX JIOIEH
i3 TSDKKUM periecuBHUM auctpodiunnm BE, saki
orpumysain abo KB103, abo mrare60. Y K0KHOTO
narieHTa OyJio /B paHOBi MoBepxHi (eposii) 1ro-
mero 6;m3bko 10 cm2,

CBoeto ueproro sipyra hasza BKIIOUaa JIBOX JI0pPOC-
smx Bikom 22 ta 19 pokis i gBoX miteit Bikom 141 15
POKiB. ¥ Bcix HUX OYB TSKKHMI TreHepasisoBaHUI
petntecuBHuit tuctpodiunmii bE. Y koxmoro martienra
o0pasn JIJTst JIIKYBAHHsI i CIIOCTEPEKEHHST 110 TPU Pa-
HOBi TIOBepxHi TwIoNIEei0 710 20 cM? 3 METOIO OIIHKI
tepaniesTraHoro BBy KB103 a6o miare6o. Bin-
3Ha4YeHo, 1o 19-piurunii mamienT yepes 30 aHiB 10OPO-
BUJIBHO NIPUIIMHUB y4YacTb B JIOCJI/IKEHH] uepe3 He-
MOSKJTUBICTD TIOIAMTBINIOTO Bi/IBiIyBaHHs KIHIKY [5].

Cepeq 1recTr 1moBepxoHb, 06pobaernx KB103
Ta BKJIIOYEHHUX /[0 OCTATOYHOTO aHAi3Yy, ABi OyJIu
kiacudikoBaHi sik XpoHiuHi ab0 Taki, 10 iCHYBaJIH
nos1e Hivk 12 Tk, i YOTUPHU PENUANBHI TPUBAJIiC-
Tio MeHIre 12 TWXK, SKi BiIKpUBAJINCS Ta 3aKpUBa-
s (emiTeni3yBancs ) CIOHTAHHO.

Ille xBa manientu BikoMm 21 pik Ta 33 poxu Bij-
MOBI/IHO 3 TSKKUM TeHepaTi30BaHUM PEIeCUBHUM
muctpodiuaum BE miswime Gysu 3apaxoBaHi 10
Ipyroi Gasu MbOTO KIIHIYHOTO TOCTiKEeHHS.
Y KOKHOTO 3 HUX OYJ10 00paHo JJIst TOPiBHSAIBHOTO
BIIMBY 110 /1Bl PaHOBI IIOBEPXHIi, Ha SIKI TAKOX Ha-
nocusm abo KB103, abo mrarebo.

arasom 10 ypaskeHUX IUISHOK TIKipu OyJI0
06pob6siero KB103, cim 3 SIKMX yac BiJ yacy peru-
JMBYBaJIM, & TPU — XPOHiYHO icHyBasn. IlamienTu
orpumyBanu KB103 uepes menb npotsirom 2 Tk
ab0 10 MOBHOTO 3aKpUTTs (emiTesmizalfii) UKipu.
[MTomicsuHi KJIIHIYHI CITOCTEPEKEHHS BKIOYAIN K
Giomcito, Tak i Bidyasisaliio Ta OIIHKY Oe3leKku
BILIUBY 1IbOTO TIPEIIapary.

OcraTouni pe3yJsbTaT CHOCTEPEKEHDb TTOKa3a-
JIH, 10 BCi marfienTn goope mepeHocuin Garatopa-
30Be HanecenHs npenapaty KB103 6e3 nosiu 3a-
HaJIeHHsT Ta TOJAPa3HeHHsT MKipu abo TTOCUJIEHHST
iXHbOI BUpPa3HOCTI y pa3i BuHukHenns. [1lono Bidy-
ajbHOI edexkTuBHOCTI, TO 9 (90%) paHOBUX I10-
BepxHb micag JgikyBamua KB103 mosmicTio 3a-
kpusncs. CepefHiil TPOMIXKOK dYacy /0 iXHBOTO
MOBHOTO 3aKpuTTd cTaHoBuB 17,4 mua. Ilig uac
OCTAHHDBOI TepeBipKU-PeBi3ii paHilie iCHyOYl paH
Bee mie Oy 3akputi. TpuBasticTh KIiHIYHOI pemicii
craHoBwiIa B cepeaboMy 113 nHiB.

XPpOHIYHO iCHYIOYA PaHOBA IIOBEPXHICTb, SIKa
OyJia BiIKpUTA IPOTSITOM YOTUPHOX POKIB, He 3aKH-
sia moBHicTIO Ha 90-11 mews micag gikyBanug KB103
(Baxpurtst Ha 42%). [loBTOpHE JiKyBaHHS UM
MperapaToM CIIPUAJO ii TTOBHOMY 3aKPUTTIO TTPO-
TAroM 7 HiB. PeMicis B IIbOMY BUTIA/IKy TPUBAE BiKe
Gisbiie 100 aHiB.

Y 1BOX MaIli€HTiB, siki Oy/n 3apaxoBaHi OCTaH-
HIMU B JIOCJTIJKEHHS, BUABJIEHO KOPEJAIII0 MixX
MOJIEKYJIIPHOIO KOPEKITIEI0 Ta 3aTOEHHSM PAaHOBUX
MOBEPXOHb. BisyasibHi aHaIi3u MoKa3aau BUPOO-
nennst pyuknionanspaoro COL7 ta sikipaux ¢hi6-
PUJI — BEJIMKUX CTPYKTYP, IO MIITPUMYIOTD I1JIiC-
HicTh KipH, B 06pobiennx KB103 pinsHkax ypa-
sKeHol mikipu. /IBi 3 HUX, AKUX JIIKYBaJU 3 10110MO-
rolo KB103K, moBHicTIO 3aKpUJIHCS TIPOTSATOM
8 AHIB, 3aMUMIAIOYNCH B MOAANBIIOMY 3aKPUTUMUI
Bxke 114,5 qus4.

BpaxoByrouu 11i IBHO IIO3UTUBHI Pe3yJbTaTi Ta
B OUiKyBaHHi 103B0Ty Bij FDA, nianyerbcst posio-
yat KiaodoBe BunpoOysanus KB103C, mpusna-
YeHe JIJIsE Ha/IAHHS JIOKa3iB /71T 3aTBEP/IXKEHHST HOP-
MaTMBHO-TIPABOBUX akTiB. Ha moyarky 11boro poky
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KB103 Bxxe orpumas Bis FDA craryc nporpecus-
HOTO TIpeTnapary 71 TPOBeIEHHd Teparii y ramysi
pereneparuBHoi Meauinan (the Regenerative Me-
dicine Advanced Therapy — RMAT) [5].

[Ile oxmiero BakIMBOIO HOBUHOIO, O3BYYEHOIO
B paMKax MiKHapOIHOTO THIKHS 00i3HAHOCTI PO
BE, cranma indopmalnisi cTOCOBHO Npemapary
Phoenix Tissue Repair /151 10C1i iHUIBKOT Teparrii
BE, Bimomoro sk PTR-01 (cucremumii pexomoi-
Hantanii Komaren Tumy VII (rC7) ansa nikyBanus
XBOPHUX Ha penecuBHuil guctpodiunuii bE). rC7
€ TIOTEHIIIITHO MOAN(IKOBAHNM JIKAPChKUM 3aC0-
GOM [IJIsI BHYTPIlITHHOBEHHOTO BBEJIEHHS, 1110 3aMi-
HIo€ nedexTHui kKomaren Tuty VII 3moposum koa-
TeHOM y THX MICIISIX, /ie BiH yKpail HeoOxiaamii [3].

Tocmimkenns PTR-01-001 (NCT03752905)
poBoaUTD MOKTOP JlskmH Tanr 3 kosreramu 3i CreH-
opacororo yuiBepcurety B Kamicdopnii. Ouiky-
€TBCS, 1110 B HHOTO YBiHAyTh 14 10pPOCTIX MAIiEHTIB
3 MyTaiieio 060x komiii rema C7 i HasiBHICTIO
B aHaMHe3i xoua 6 ofHi€l XPOHIYHOI paHOBOI I10-
BepxHi. OcHOBHA MeTa I[LOTO B)KE PO3MOYATOTO
JOCJIIKEHHST — OIIHUTH Oe3MeKy i TepeHOCHICTh
Tepartii. /logaTKOBI 111/ BKITOYAIOTh BUMIp hapMa-
kokinernunoro mnpodimo PTR-01 i BusHaueHHs
ToTIepe/IHiX mapamMeTpiB ePeKTUBHOCTI.

HocmizkenHs pos/iisieHe Ha TPU YaCTUHU: TPUBa-
JIICTH TIEPITIOTO TIEPIONY CKPUHIHTY CTAHOBUTD 4 TIIK,
3a sikuM Hize 10-TwskHEBWE Tepion JKyBaHHS i
8-TrkHEBHH Tepiof] crioctepeskeHHs. [l gac ckpu-
HIHTY 1 CIIOCTepesKeHHs JIKyBaHHSI HE ITPOBOJST.
Y9acHUKIB PO3MOALIATH HA TPU TPYTN 3 TBOX, YOTH-
PBHOX i BOCBMU TAIEHTIB Bianosigno. Koxua rpymna
Oy/e posIojijeHa Ha JABI MATPYIH 3 OXHAKOBOIO
KiJIbKICTIO yyacHUKIB. Jlasi B KOXKHIM Tpy1i maiies-
TaM Oy/yTh BUIMAAKOBUM YMHOM IIPH3HAYATH TPU
nosu ipenapary PTR-01, notim Tpu 1o3u disiosoriu-
HOTO po3unHy (KOHTPOJIb) ab0 TpH 031 (DHisiosioriy-
HOTO po3uuHy, a notiM Tpu 1031 PTR-01. IIpemnapar
OymyTh yBomuT KoskHuX 15 auiB. FDA ta EMA Bike
nHagam PTR-01 craryc opdannoro npenaparty.

ITix wac MiskHapOHOTO THIKHS 06I3HAHOCTI TPO
BE Gysa nipexcrasiena iHdopmailist Ipo OuH i3
HalpsIMiB MIKHAPOJHUX [OCJi/KEeHb Npenapary
EB-101 nnsa xiiTHHOI Teparrii TeHHOI KOpeKIIii
Abeona Therapeutics [6]. Ileii npemapar gocrasisie
npaBuibHy Bepcito rena COL7A1 uepes Heingek-
LiifHI BIpyCHI HOCII /10 BJIACHUX KJITUH UIKIpH
(KepaTHHOIMTIB), siki OyJsiu 3i6pani iz yac Giomcii
Ta KyJIBTUBOBaHI B labopatopHomy mocyzi. ITorim
Il TEHHO-1HXEHEePHI KJIITUHU TIepecaiKyioTh Ha3a]l
HALIEHTY, 3aBJSIKM YOMY BiJIHOBJIIOETHCS HOPMaJlb-
He BupoOenuss COL7 y mikipi.

Y 2-ii (Phase 1/2a) dasi BunpobyBaHHs mpe-
napary (NCT01263379), nposeneniii B Crendop-
CbKOMY YHIBEPCHUTETI, OILIHIOBAJIN JOBIOCTPOKOBY

edexTuBHicTh Ta Oe3rneky EB-101 st sikyBanHs
XPOHIYHUX PAHOBUX TOBEPXOHB Y MOPOCTUX XBO-
pux 3 gucrpodiunum BE. ¥V gocuimxenni Gpanu
y4acTh ceMepo XBOPUX BikoM Biff 18 10 45 pokis i3
TSUKKUM TE€HEPaJi30BaHUM PEIleCUBHUM JTUCTPO-
(iunum BE. Ilmoma ypaskennx moBepxXoHB Tija
y HUX cTanoBua Bix 4 1o 30 %.

Kosxnomy mnarienty OyJo HpPOBEIEHO TpaHC-
IJIAHTAIlI IO KJTITHH IMIKIPY Ha TICTh 30H XPOHIYHOTO
ypaskeHHs IIKipH, dKi icayBaau Bifg 3 1o 20 poxis.
OcHoOBHa MeTa I[bOTO JIOCJI/KEHHSI — BU3HAYUTH
Gesneky mpenapaty EB-101 i fioro mpuaaThicTh
JIIKYBaTHU TaKi YITKO/KEHHS. 32 MOTIepe/IHiMU OIliH-
KaMU, 1€ KJiHIYHe JJOCTIKEeHHS Ma€ 3aBEPIIUTUCH
no tpyaust 2025 p.

Bianosigno g0 Bke paHiliie MOBIJIOMJICHUX pe-
3yJbTaTiB mpotsarom 3 ta 6 mic 95% 006pobeHx
JIJISTHOK TIOCTYTOBO 3arofoBasnch Ha 50 % abo Oiib-
1€ OPIBHSIHO 3 BiICYTHICTIO GY/Ib-sIKOTO 3arOEHHST
Ha HeJTIKoBaHUX MoBepxHAX. [TuToma Bara 3aroeHus
PaHOBUX TIOBEPXOHD CTAHOBUIA 68 % TiCIs TIepio-
ro poky, 71 % — uepes aBa poku, 80 % — yepes Tpu
POKM TIOPIBHSIHO 13 3aTOEHHSIM HEJIIKOBAHUX JIiJIs-
HOK Ha 17 % uepe3 ofMH Ta /Ba POKH IiCJIsI [1E€pe-
cajiku mkipu. Perenepatusnuii s EB-101 cy-
IPOBOJKYBABCSI TaKOK CTIHKMM BHPOOJIEHHSIM
COL7 y kiTHHAX MIKipU MAIIEHTIB TPOTSATOM JIBOX
POKIB Tmic/s ikyBanHst. [lo Toro x BiH g06pe mepe-
HOCUBCS 1 He CIIPUYMHAB CEPHO3HUX MOOIYHMX
eeKTiB, TOB’A3aHUX 3 WOTO BUKOPUCTAHHSAM TIPU
JIiKyBaHHI XxBopuXx Ha BE.

FDA nagano EB-101 ctaTtyc npemapaTy SIK AJs
npopusHoi (the Breakthrough therapy), Tax i s
nmporpecuBHoi Teparii y rary3i RMAT. Yepes ctyp-
6oBanictb crabinpaictio EB-101 mizx yac tpancmop-
TYBaHHS /IO MiCIlb HOTO KJIHIYHOTO BUKOPUCTAHHS
y BepecHi FDA mpusynunuio tperio ¢asy Horo
KJIiHiYHOTO BHUNpOoOyBaHHs. [IpoTe KOMMaHis-Bu-
pPOOHUK 3asiBWJIa, 1O 1 Hazaki Oyjie TpocyBaTh
EB-101 i ricao cmiBmpaitioe 3 FDA n1g mo3sutuBHO-
r0 BUPIIIIEHHS TPAHCIIOPTHUX TIpobJieM [6].

[ITe oxni€0 HOBUHKOIO, TIPO SKY CTAJO BiJIOMO
MPOTATOM ITLOTOPIYHOTO MIiKHAPOAHOTO THUIKHS
obizmanocti mpo BE, crama indopmartist qocmigHu-
kiB 3 KopomiBcbkoro konenxy JIoHmoHa, sIKi CTBO-
pun cneuudivyHy nepes’si3yBajibHy PYKaBUYKY,
PO3pobJIEHY /IS 3a/I0BOJIEHHSI KOHKPETHUX TTOTPeD
7] 9ac TepeB’sI30K Ta YTPUMAHHSI PO3MiIIEHUMU
MaJIbIIB TAI[IEHTIB 3 PEIleCUBHUM AUCTPODIUHIM
BE 3 mMetoro mpodimakTuky mceBIOCUHIAKTIITIN.
[ITo6 mocArT 1Oro, BUEHi MPUITHSIM CTpaTeriio
CIJIBHOTO MTPOEKTYBAHHS, IO BKJIIOYAE TITICTh €Ta-
IiB, Y XO/Ii SKUX BOHU TiCHO CITIBITPAIIIOBAJIH 3 TIAITi-
€HTAMU, IXHIMU JIOTJIsIladaMy, MeJIMYHUMU TTPaIliB-
HUKaMU Ta BUPOOHMKAMHU, 11106 pO3POOUTH IIPOTO-
THII I[i€1 PYKaBUYKHU.
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[Tix yac mepmioro erary JOCHITHUKUA 30C€Pen-
JINCH Ha OILIHII HOTpe6 Ta IOCBi/ly TAIIEHTIB 3 /10-
MOMOTOI0 iHJIUBI/IyaJIbHUX iHTEPB'I0 Ta ceciii ¢o-
KyC-TPYII, TPOBEIEHNX Y IBOX HAITIOHATHHUX IIE€HT-
pax BE y Besmko6puraHii B iepion 3 xkoBTHs 2014
70 TpasHs 2015 p. IXHiMM akTUBHUME yYacHUKaM#
OyJu 1ecTepo iTell 3 pereCuBHUM AUCTPOGIaHIM
BE Ta ixni 6arbku 3 ABOX (DOKYC-TPYII, a TaKOK
ceMepo TOPOCTUX TAIiEHTIB 3 PEeIleCUBHUM [IUC-
Tpodiunmm BE.

Ha gpyromy erari qocBia naimieHTiB OyB iHTEp-
MIPETOBAHUN 32 JOMTOMOTOIO TEMATHYHOTO aHaJi3y,
SIKUI BUSIBUB BiCIM OCHOBHUX TIOTPeO KOPHCTYBa-
YiB: MOTIMHAHHS, TPUXUIBHICT, KOMGbOPT, TIPU-
CTOCOBAHICTh, ITPOCTOTA HAHECEHHS Ta BUIATICHHSI,
JMXaHHsI, 3aXUCT Ta ririeHa pyk. Ili morpebu 6yin
BpaxoBaHi B /[M3aliHi TakuX pykaBuyoK. Ha ocHoBi
mi€i indopmariii 1OCTIIHUKN CTBOPUJIN IBA TIOYAT-
KOBUX IXHIX TIPOTOTUIIN.

YipomoBk 3—5-r0 eramy BuYeHi PO3POOJISIIH,
TEeCTYBAJIM Ta BAOCKOHAJIIOBAIHN IIPOTOTUIIN TIepe
CTBOPEHHSM OCTATOUYHUX TECTOBUX MMOKA3HUKIB i
vac 6-ro etay, 1100 BUSHAYMTH HaWKpAIIUl 1Mpo-
TOTHUI JIJIS TIAIIEHTIB 13 PeIleCUBHUM IHCTpodid-
nuM BE. 3 Toro yacy sociiHuKy IPOBOSATH JI0KA-
30B€ TeCTYBAHHS MIPOTOTUTIIIB 3 METOIO BU3HAYEHHST
iXHbOi eeKTHUBHOCTI, CIIiBBiAHOIIEHHS I[iHW Ta
SKOCTI 1 MOKJIMBOCTI TIOZIATBINIOTO PO3BUTKY [1, 4].

JlocTaTHbO IiKaBOIO Ta IIOTEHIIHHO IpUBadIN-
BoI0 17151 xBopux 3 BE € Spin Care — po3po06.ienmii
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B [3paini exekTponpsAaauIbHUIA TPUCTPIl, TpU3HAa-
YeHUI I TIBUAKOI Ta 6e300J1icHOI 30BHIITHBOT
06pO6KM OIIIKIB Ta pAHOBKX MTOBEPXOHb. IIpucTpii,
1110 HAra/ly€ BeJIMKUI irpallikoBUH 1MiCTOJIET, PO3IIO0-
poIIlye MPO30PY, CXOKY HA IIKIPY MOJIMEPHY II0-
B'I3Ky mpamo Ha pany. Spin Care — 1e mepa,
MPUCTOCOBAHA CaMe JIJIsI BAKOPUCTAHHSI OiJIs1 JIiKKa
XBOPOTO 1 [IOBHICTIO IIEPCOHAJI30BaHa CUCTEMA I1e-
peB’sI3yBaHHS 3 BIIMIHHUM IOKPUTTSIM YCiX PO3-
MipiB, (opm i ckmagauxX KOHTYpiB. HanoBomok-
HUCTA TIepeB’si3Ka iMITYE CTPYKTYPY HPUPOIHUX
TKAHUH TiJIa 1 CTBOPIOE ONTHUMAJIbHE CEPEOBUIIE
[UUIS1 BITHOBJIEHHST TA 3aTOEHHS TKAHUH.

Hanomenuunuii mMeTos po3NuJIeHHS YHEMOXK-
JIUBITIOE OY/ib-IKWiT MPSIMUNA KOHTAKT 3 PaHOBOIO
MOBEPXHEIO, 3aBAAKN YOMY BIAETHLCA (DAKTUIHO
MOBHICTIO YHUKATH HaKJIaJeHHsT GOJICHUX PYTHH-
HUX TTOB’5130K. Uepes meBHUI 9ac Taka MTyIHa THM-
yacoBa IIKipa IePeTBOPIOETHCS Ha HAAIMHUNI i-
suunmii Gap’ep. Ilicas npouecy BigHOBIEHHS (pe-
rapaitii) HOBOI HIKipH, SKWI 3a3BUYall TPUBAE Bijl
2 o 3 Trk (3aJI€KHO BiJl Yacy 3arOEHHS ), AP TaKoi
HAHOIIOB SI3KU TIPUPOTHUM YUHOM Bi/IIIIAPOBYETHCS
i Bimmamae [2].

ILeit mpuitaj y:Ke yCHiliHO 3aCTOCOBYBaU OiJ1b-
me Hixk y 100 marmmienTiB y KITHIYHAX TOCTIKEH-
HsIX, poBeieHuX B [3paisi Ta €Bpomni. B ouikyBanHi
cxBasentst FDA Spin Care ke 3100yB 3uak CE,
TOMYy #oro Mo:kHa O(MIIIfHO BUKOPUCTOBYBATHU
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Hayuonanvmoiii meduyunckutl ynusepcumem umenu A.A. Bozomonvua, Kues

HoBoCTM MeXAYHOPOAHOM HEAEA OCBEAOMAEHHOCTU

O BYAAE3HOM AMNMNAEPMOAM3ZE

Ileap pabGoThl — TIpEACTABUTH KpaTKUU TPodhecCHOHAMbHBI MHGOPMAIMOHHBINA 0030p, IOCBAIEHHDBI HOBEHIINM
MEKIYHAPOIHBIM pa3paboTkaM B 06JjacTu Tepanuu GoJIbHBIX ¢ OyJuiesHbM anugepmosuzoM (BI).

Marepuansl u Meroapl. Ha HayyHO-TIPaKTHUECKNX KOH(EPEHIMAX, KOTOPhIE COCTOSINCH BO BpeMs MeskayHapoaHoil
HeJIeTN OCBEOMIEHHOCTH 0 B3, Gbla mosryyena 1 mpoaHaIi3npoBata HoBast mpodeccnonambHas HHbopMaIyst (B OCHOB-
HOM ¢ BebG-caiitoB) o paspaborkax B CIIA, Besmnkobpurtanuu u V3panie HOBEHIMX yCOBEPIICHCTBOBAHHBIX METO/IOB
Tepanny 1 HAHOMEIUIIHHCKOTO BO3/IEHCTBISI Ha KOKY GOJIBbHBIX.
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Pesyabratel u 00cyskaenue. [Ipoanaiusuposana nudopmMaiist 0 HOBEHIIX MEKILYHAPOIHBIX pa3paboTkax B cepe Jede-
Husg bo.

[ucrpoduueckas popma B3 xapakrepusyercst MHOrounciaeHHbiMu MyTaiusiMu B reHe COL7A1, KoTopblil KogupyeT KoJi-
aared VII tuna, 4To NpuBOAUT K CTPYKTYPHOU U (DYHKIMOHAIBHOI HEIOCTATOUHOCTH SIKOPHBIX (DUGPUJLI U COOTBETCTBEH-
HO K pacIlerieHnIo KOKU Ha cy66asaibHOM ypoBHe. YuuTbiBas a1o, Komnanus Krystal Biotech paspaGorana npemapar
KB103 (bercolagene telserpavec), sBJASIONICS 3allaTeHTOBAHHBIM KaHANAATOM JIJIsI TPOBEIEHIS MECTHON TEHHOM Tepa-
nun: joctaBkn hynkimonansbioro rena COL7A1 nerrocpe/icTBeHHO B KIETKU KOKI C UCTIOJIb30BAaHUEM MOAN(PUITMPOBAH-
HOro 1 GE30I1aCHOr0 BUPYyCa MPOCTOTO replieca.

Emte oaHoit HOBUHKOI cTasa nHHOBanmoHHast pazpadorka Phoenix Tissue Repair mns ncenenosarennckoil tepanun b9,
usBectHast kKak PTR-01 (cucremubiii pekomGunanTHbiil Kosutared tuma VII (rC7) nuist edenust 601bHbBIX € PELECCUBHBIM
nuctpobrueckum bI). rC7 sBisgeTcs NoTeHIIUATBHO MOAUMPUITMPOBAHHBIM JIEKAPCTBEHHBIM CPEJCTBOM JIJIsi BHYTPUBEH-
HOTO BBe/leHNsI. MeXaHuaM ero JelicTBH 3aKJIioyaeTcs B 3aMere nedektHoro Kourarena Tnna VII 3710poBbIM KoJtareHoM
B TEX MeCTaX, IJie OH KpaiiHe HeoOXO/HM.

HUccenenosarenu uz KoposeBekoro kosuienxa JIOH0Ha co3aaiu crielinuuecKyo ePeBsI30UHY0 [IePUaTKYy, pa3paboTaHHY 0
JUISL YZIOBJIETBOPEHISE ONIPE/IEJIEHHBIX TOTPEOGHOCTEN BO BPEMsI IEPEBSI30K U Y I€PKAHMSI Pa3/I€IEHHBIMU ITAJIbIIEB ITAIIUEHTOR
¢ pereccuBHbIM AincTpodudeckiM b ¢ 11esbio TpoGUIAKTIKY TICeBAOCUHAAKTUIII. [10 IaAHHBIM TEMATHUECKOTO AHAIN3A
6bLJIO BBISIBJIEHO BOCEMb OCHOBHBIX IIOTPEOHOCTEN TT0JIb30BATEIEN: TIOTIIOIIEHNE, PACTIONOKEHNE, KOMMOPT, IPUCIOCObIeH-
HOCTb, TIPOCTOTA HAHECEHUST U yAJIEHVs], JbIXaHe, 3allUTa U TUTHeHa PYK. DTH TOTPeGHOCTH bl yYTeHbl B AU3aiiHe
JIAHHBIX TT€PYATOK M HA X OCHOBE UCCJIEIOBATEH CO3/IAJIH JIBA HAUATbHBIX TIPOTOTUIIA.

VIHTEepeCHBIM 1 OTEHIIMAIBHO MPUBJIEKATENbHBIM st 60bHbIX ¢ B aBasercsa Spin Care — paspaborantoe B Mspanie
DJIEKTPOINIPAANIBHOE YCTPORCTBO, MpeAHazHaYeHHOe /1715t ObICTPOiL 1 6e3601e3HeHHON BHeNIHel 06paboTKN 05KOTOB U paHe-
BOI1 TOBEPXHOCTH.

BoiBoapl. [Tosyuernas nadopMaliyst CBUAETENbCTBYET Kak 00 ysKe JOCTUTHYTHIX MHOTOOOEHIAIOIINX Pe3yJIbTaTax marore-
HeTHYeCKOro JiedeHust 6oJbHbIX ¢ B ¢ ucnosnb3oBanuem Hoselnmx npenaparos (KB-103, EB-101, rC7), tak u 00 yJyu-
[IEHNN MECTHOTO BMEIIATEIbCTBA C TOMOIIBIO HAHOBOJIOKHHUCTON TIePEBS3KU.

Kmouesbie cioBa: 6y]UICSHbeI 9IUJICPMOJINS, TTATOTCHETUYECCKOE JIeUeHNE, HAHOBOJIOKHUCTAA ITOBA3Ka.

K.V. Kolyadenko, O.E. Fedorenko, K.S. Tkachyshyna
0.0. Bogomolets National Medical University, Kyiv

News of International epidermolysis bullosa awareness week

Objective — to provide a brief professional information review regarding the latest international developments in the
treatment of patients with epidermolysis bullosa (EB).

Materials and methods. At the scientific and practical conferences that took place during the international week of raising
awareness about epidermolysis bullosa, new professional information (mainly from websites) was obtained and analyzed
about the development in the USA, Great Britain and Israel of the latest improved methods of therapy and nanomedical
effects on the skin of patients.

Results and discussion. Information on the latest international developments in the treatment of EB was analyzed.

Dystrophic form of EB is characterized by numerous mutations in the COL7A1 gene that encodes type VII collagen, which
leads to structural and functional insufficiency of anchor fibrils and, accordingly, skin splitting at a subbasal level. With
this in mind, Krystal Biotech developed KB103 (bercolagene telserpavec), a patented candidate for local gene therapy:
delivering the COL7A1 functional gene directly to skin cells using a modified and safe herpes simplex virus.

Another novelty was the innovative development of Phoenix Tissue Repair for research therapy of EB, known as PTR-01
(systemic recombinant collagen type VII (rC7) for the treatment of patients with recessive dystrophic EB). rC7 is a
potentially modified drug for intravenous administration. The mechanism of its action consists in the replacement of the
defective collagen type VII with healthy collagen in those places where it is urgently needed.

Researchers at King’s College London created a specific dressing glove designed to meet certain needs during dressings
and keep the fingers of patients with recessive dystrophic EB separated to prevent pseudosyndactyly. With the help of a
thematic analysis, eight basic needs of users were revealed — absorption, location, comfort, adjustment, ease of application
and removal, breathing, hand protection and hygiene. These needs were included in the design of the gloves, and on their
basis, the researchers created two initial prototypes.

Quite interesting and potentially attractive for patients with EB is Spin Care — an electrospinning device developed in
Israel for quick and painless external treatment of burns and wound surfaces.

Conclusions. The information obtained indicates both the already achieved promising results of the pathogenetic treatment
of EB with modern drugs (KB103, EB 101, rC 7) and the improvement of local intervention using nanofiber ligation.

Key words: epidermolysis bullousa, pathogenetic treatment, nanofibrous dressing.
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