[EHOMHLE PEQATYBAHHA CRISPR/Cas9
Y TEPANII MOHOTEHHYX 3AXBOPIOBAHb:

NOGCBIA, ObMEXEHHS TA BAKNUKA

Big ekcnepuMeHTanbHUX Mogeneun Ao KiiHIYHOI NPpaKTUKK

g

AHK-nogBilHa cnipaab CRISPR/Cas?-komnaekc

AKTYAABHICTb

MoHozeHHi 3axBoploBaHHA, 30kpema cepnonogibHOKAIMUHHa aHeMiA,
B-manacemia ma cnagkoBa npuaayxyBamicmo, € UiAAMU 2eHOMHO20
pegazyBaHHA. BpogXkeHa npuaayxyBamicmb mpanAdemobcea
npubAu3Ho y 1-3 HoBoHapogkeHux Ha 1000, momy CRISPR/Cas?9
Bigizpae BaXkAuBy poAb y KAiHIUHOMY mecmyBaHHi.

IHCTPYMEHTU PEAATYBAHHA

CRISPR/Cas% — 3amiHu, BcmaBku abo BugareHHA HykaneomugiB
nogBitHozo po3puBy AHK.

ba3zoB8e pegazyBaHHa — BcmaBka abo 3amiHa 6e3 po3puBy AaHuloza.
[1paumM-pegacyBaHHAa — moukoBi 3MiHU 6e3 nogBiliHO20 po3puBy.

KAIHIMHA NMPAKTUKA

Casgevy (exa-cel) — nepwa cxBaneHa CRISPR-mepania: FDA
cxBaAuaa i gaa cepnonogibHokaimuHHoi aHemii y 2023 poui, a gad B-

manaceMii —y 2024 pou.

CMNMAAKOBA NMPUTAYXYBATICTb

Ha mogeaax muweu arenb-cneyudiuHe CRISPR-BmpyuaHHa wogo ¢dyHkuioHaAbHO20

BapiaHmy TMC1. ba3oBe pegazyBaHHa TMC1 kopuzye BapiaHmu, wo 3'aBAalomocs

no3a opzaHizmoM. Ana GJB2 i STRC BigcymHi gaHi wogo dyHkuioHaabHUX koniloBaHb.

*- AocmaBka AAV-Bekmopa go knimuHu

Otarmeni (DB-OTO) — 2eHHa mepanis, He CRISPR-pegazyBaHHs

BoaockoBi knimuHu

Koxaea

META

[1poaHaAizyBamu cyuyacHi nigxogu go 2eHOMHO20 pegazyBaHHA ma
IXHE 3acmocyBaHHA y mepanii MOHo2eHHUX 3axBoploBaHb.

MATEPIAAU TA METOAU

AHani3 nybaikauit y PubMed, Scopus i Google Scholar 3a 2020-2026
poku; kalouoBi croBa: CRISPR/Cas?, base editing, gene therapy, FDA,
hearing loss, OTOF.

MILWEHI TEHHOI TEPATII

OTOF — gBoanenbHi BapiaHmu, 2eHHa mepania Otarmeni (DB-OTO);
TMC1 — ¢yHKkuioHaAbHI BapiaHmu, areAb-cheyudiuHe pegacyBaHHsA;
GJB2, STRC — BigcymHi ¢yHKkuioHaAbHI koniloBaHHA.

PE3YABTATHU
Casgevy (exa-cel) cxBaneno FDA y 2023 poui gas

cepnonogibHokAaimuHHoi aHemii ma y 2024 poui gas B-manacemi.

Y gocaigkenHi CHORD 16 i3 20 yuacHukiB (80%) gocazau cayxoB020
nopoeza uepe3 24 muXHi, a n‘amepo — <25 gb.

Ana OTOF onucaHa 2eHHa mepania Otarmeni (DB-OTO), a gaa TMC1 —
aneAb-cheuudiuHe pegazyBaHHA.

Ana GJIB2 i STRC 3a3HaueHo BigcymHicmb ¢dyHKuioHaabHUX koniloBaHo.

23 kBimHa 2026 poky FDA Hagano npuckopeHe cxBaneHHa Otarmeni (DB-OTO) gaa aAikyBaHHa gBoaneabHux BapianmiB OTOF. AAV-Bekmopu
po3nogirdlomo dyHkuioHaaobHi konii OTOF y BHympiwHix BoaockoBux kaimuHax. Y gocaigkeHHi CHORD 16 i3 20 yuacHukiB (80%) gocazau

CAYX0B020 nopoea uepe3 24 muXHi, a n‘amepo — <25 gb.

1-3 Ha 1000

BpogikeHa npuaayxyBamicmb cepeg
HOBOHapogXkeHuUx

2023 - 2024

cxBaneHHa Casgevy (exa-cel) FDA

16 i3 20 (80%)

gocazau cAyxoBo20 nopoza y CHORD uepes 24
MUKHI

BUCHOBKMU

CRISPR/Cas9, 6a308e ma npalim-pegazyBaHHa galomb 3Mo2y BHocumu BucokomouHi 3miHu B8 2zeHom. AAV-Bekmopu € nepcnekmuBHum

IHCMpyMeHmMoM gaa BHYmpiwHix BoaockoBux KAimuH. AAa 2eHOMHUX mepanil hompibHi nogaAbwi KAiHIUHI BunpobyBaHHA ma

goBzocmpokoBe cnocmepeXkeHHsA.
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