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MpoekT HIT-CF Europe cnpaMmoBaHWi Ha HaJaHHA HOBWX BapiaHTIB /liKyBaHHA NOASIM 3 MYKOBICLMA030M
(MB) i ynbTpapigKicHUMKM reHeTUYHUMM Npodinamu. MpoeKT ouiHoBaTUME ePEKTUBHICTb | 6e3nekry
npenapartiB-KaHANAATIB, HagaHMX papMaLeBTUYHUMM KOMMAHIAMM, LLO CRiBNPALIOOTb, Y NaLLiEHTIB,
BigibpaHMx 3a gonomoroto nonepegHix NabopaTopHMX TECTIB HA IXHIX MiHI-KMLIKaX, AKi TAKOX HAa3MBatOTb
OpraHoiLamMu.

Cimca\):nok Network
YnbTpa pigKicHi PektanbHa Kuwwkosi opraHoign TecTyBaHHA Npenaparis/Biabip KniHiyHi
myTawyji 6ioncia pearyroumx BUNPOOYBaHHA

PeecTtpauia Ha npobHy Bepcito CHOICES TpuBa€e NOBHMM XO40M

CnopaiBsaemocs, WO BU BCi HACO/IOANANCA CMIOKIMHUM /IITOM i 3MOIIM NPOBECTM Yac 3i CBOIMU 61U3bKMMU. MpoTarom
NiTHIX micauis gocnigHuubKa rpyna CHOICES Ta nepcoHan micueBux 40CNIAHULBKUX LLEHTPIB HaNnoNeMBO NpaLLloBanu.
Ha gaHuit momeHT y CHOICES 3apaxoBaHo 11 ocib. 3apaxoBaHi 03Hayae, Lo BOHM NPUINMalOTb aKTUBHUIA NpenapaTt abo
nnauebo. LLle 5 nepesipeHo. MepeBipeHO 03HaYag, Lo BCi HEOBXiAHI icMUTU BUKOHAHO Ta y4aCHUKM roToBi po3noyaTn
BunpobyBaHHA. JliBa giarpama, abo «Kpyr», npeacTaBasie 52 nloanHU, AKX NoTpibHo 3apaxysatn Ao CHOICES. CuHim
KONbOPOM BU HaunTe BKe 3apeecTpoBaHMX YYaCHUKIB, MOMapaHYeBUM KOJIbOPOM Ti, AKi NepeBipeHi Ha peecTpau;to, a
CipyM KONbOPOM OYiKYHOTbCA YY4ACHUKN, ane Wwe He nepesipeHi. 3apa3 CHOICES npautoe 8 10 gocnigHMUbKNX LEHTPAX Y
7 KpaiHax: benbrii, ®paHuii, ITanii, HigepnaHaax, HimeuyuuHi, LLBeuji Ta BenmkobpuTtaHii. Ha npaBomy «Kpysi» Bu
6aunTe, CKiIbKM YYaCHMKIB 3apEECTPOBAHO (BiATIHKM CMHBLOTO KOMbOPY) i NepeBipeHo (BiATIHKM NOMapaH4YeBoro) Big
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Do yBaru Bcix yuacHukiB HIT-CF: noBTopHa 3roga Ha 6io6aHKiHr opraHoigis

Ha noyatky npoekty HIT-CF Bam 3pobuaum bioncito npsamoi KMWKu. Bu ganu ceoto 3rogy abo f03Bin Ha
KY/IbTUBYBaAHHSA OPraHoiZiB i3 Li€ei 6ioncii, a TaKoXK Ha BUKOPUCTAHHA Ta 36epiraHHA LMX OPraHoifiB NPOTAromM ycboro
npoekTy. Ha uux opraHoigax 6yn0 NpoTecToBaHO KifibKa /liIKapCbKMUX CMOAYK, WO A03BO/INA0 HAaM po3rnoyaTu
pocnigreHHAa CHOICES. Y Bcbomy CBiTi 3pOCTaE KiNbKicTb Atoaeit i3 MB, AKMX MOXKHa NikyBaTM HOBUMM flikamu. MpoTe
3HaYHa KiNbKiCTb /104N i3 MyKOBICLMA030M LLLE HE MA€E MOXKMBOCTI NikyBaTMcA. Tomy A0CAIAHMKM Ta
bapmaLeBTUYHI KOMMNaHii NPOBOAATL NOAANbLUI AOCNIAXKEHHA MO BCbOMY CBITY. Balli opraHoian moxkyTb 6yTu ayxe
BaXK/NIMBUMM NS TECTYBAHHA HOBUX METOAIB NiKyBaHHA B MalibyTHboMy. HagaHa Bamu 3roga AiicHa ivwe npoTarom
npoekKty HIT-CF. Jo KiHua 2024 poky npoekT HIT-CF y HMHilWHbOMY BUrNAAj 3aBepLunTbCA. Lle 03Havag, wo Ham
[0BEeAeTbCs 3HUWMTM Balli OpraHoian, AKWo He byae BKUTO KOLHMX 3aX04iB.

To learn more about the HIT-CF project, visit www.hitcf.org or send an e-mail to HITCF@umcutrecht.nl
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Llei npoeKT oTpumaBs diHaHCyBaHHA Big nporpamu EC 3 AocniakeHb Ta iHHoBawi Horizon 2020 3a rpaHToBoto yrogot No 755021
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MpoekT HIT-CF Europe cnpAamoBaHM Ha HaAAHHA HOBUX BAPIaHTIB NiKYBAaHHA N0O4AM 3 MYKOBICLLMA,030M
(MB) i ynbTpapigKicHUMK reHeTUYHUMM Npodinamu. MpoeKT oujiHoBaTUMeE ePEKTUBHICTb | 6e3neky

npenapariB-KaHAWAATIB, AKi HagaloTb cNiBPObITHULbKI papmaLleBTUYHI KOMMaHIi, y NaWieHTiB, BigibpaHmnx
33 AONOMOroOt0 nonepeaHix BUNpobyBaHb y NabopaTtopii HA IXHIX MiHI-KMULIKaX, AKi TAKOX HAa3MBatOTb
opraHoia

Ha wacTa, Mmun 3Hanwam cnocié 36epertu Bawli opraHoian AOCTYNHUMMU AN MalbyTHIX AoCniaKeHb, 36epiratoun ix y
HOBOMY EBponencbkomy 6iobaHKy cTOBOYPOBUX KNITUH KicTo3Horo ¢pibpo3sy. Lle o3Hauag, Wwo Bam noTpibHo byae
nignucaty Hosy iHGOPMOBAHY 3roAy; iHaKLe Balli OpraHoian Bce oaHO ByayTb 3HULLEHI.

AIK meHi noBTOpHO AaTh 3rogy? MpocTo HagicnaBLIM eNeKTPOHHUI KCT HA agpecy HITCF@umcutrecht.nl 3 HacTynHUM
nocnaHHAM : - Tak, 21 3aLikaBneHuI y ToMy, o6 Mol opraHoiau 3aiuLanunca AoCcTynHUmu, abo

- Hi, s He 3aujikaBneHwiA, byap Nacka, 3HULLiTb MOi OpraHoiau.

AKLLLO BM BKaXKeTe, LLLO 3aLlikaB/eHi, MM HaAilaemo BaM JIUCT 3 ycielo HeobxiaHoto iHbopmaliieto Ta HoBO GopmOto
3rogum. Micna Toro AK MM OTPMMAEMO Bally HOBY popmy 3roam, Mmn byaemo 36epiraTv Balli opraHoign B HOBOMY
6iobaHKy. B iHWOMY BUNaaKy M1 3HULLIMMO Ballli OpraHoiam 3rigHo 3 BawMm BaxkaHHAM. AKLIO BU BBaXaETe, WO Bam
cnoyaTtKky noTpibHa goaaTKoBa iHGOpPMaLLif, 06 MaTU MOXKAMUBICTb NPUAHATA OBIPYHTOBAHE PilleHHA, 3anuLLiTh
CBOI 3anNUTaHHA Ta HAAiWAITb iX HA agpecy HITCF@umcutrecht.nl.

Moxnuso, 8u MaKox ompumanu yro iHgpopmayito 8id ceozo nikapsa 3 MB. byde nacka, He copommecs 062080pumu
ue 3 Hum abo Heto.

FapHi HoBUHU: BUNpo6byBaHHA MPHK ReCode Habupae!

AK MM 3ralyBanu B Il0OTHEBOMY iHPopM BroneTeHi, ydacHuku HIT-CF, aki He 6ynu BiaibpaHi ana CHOICES, maTumyTb
MOM/IMBICTb B3ATU Y4aCTb B iHWOMY AocnigyKeHHi. KomnaHia ReCode Therapeutics po3pobuna gocnigxyBaHy
iHranALiHy Tepanito Ha ocHoBi MPHK ana ntogeit i3 MyKoBiCLMA030M i3 PigKICHUMM MyTaLiaAMK, BKIOYAOUM
HoHceHc/cTon myTauji. MPHK 03Hauae meceHaKep pMBOHYKAEIHOBOT KUCAOTM Ta MICTUTb IHCTPYKLLT, AKi NOBiAOMAAIOTb
HaLWMM KNiTMHaM, K BUpobnsTu 6inok, Hanpuknag KaHan CFTR. mPHK He 34aTHa 3miHMTKM abo moandikysaTu
reHeTuuHMU cknag (OAHK) moannun. Y nogeii 3 CF 6inok CFTR ¢yHKLioHYe noraHo abo ioro B3arani Hemae.
JocTaBnsaoun npasuabHi konii MPHK CFTR o nereHeBux KAITUH, Lo Npobaemy MoxHa 06ilATH, | KNITUHM MOXKYTb 3HOBY
no4yaTtu cTBoptoBaTM QYHKLiOHANbHI KaHanu CFTR.

IHHOBaUiMHa iHranauiHa Tepania MPHK, aka noku wo HasmnBaeTbca RCT2100, Hapasi BnepLle TeCTYETbCA Ha Nto4aX i3
MB. Lleit npouec Takox Bigomuii sk gocnigxeHHa ¢asm 1. JocnigxeHHA pa3mn 1 30cepeKeHO B OCHOBHOMY Ha MOLLYKY
NpaBW/IbHOT 031 NpenapaTy Ta ouiHLi 6e3nekn. Y4acHUKM gocnigxeHHs ¢asm 1 moxKyTb MaTi abo He MaTh 0cobuCTUX
nepesar Big, NiKyBaHHA, a/ie Ha JAHUIA MOMEHT LLe HEe € OCHOBHOI MeTOH. KpiM TOro, HEMOXK/IMBO FapaHTyBaTy, LLO
YYACHUKKU aBTOMATUYHO 3MOXKYTb B3ATM Y4YaCTb Y HACTYMHUX eTanax AOCAIAKEHHA, AKi 30cepeaKyoTbCa Ha AOCNIAKEHH
epeKTUBHOCTI. TUM He MeHL, Le AyKe BaXK/IMBUN, AKLLO He HAMBAXKAMBILLMI eTan KAiHIYHOro gocniasKeHHA. bes
[OOCTaTHIX AaHUX Npo 6e3neKy eKcnepumMeHTabHUI NpenapaTt He MOXKe NepenTn Ao HacTynHoi ¢pasun. Tomy ayxe
BAXK/IMBO 3HAWTM AOCTATHIO KiNbKiCTb Y4aCHMKIB.

Mia Yac uboro AOCAIAKEHHA AOCAIAHUKU XOUYTb BU3HAUUTH, CKinbKn RCT2100 moxKHa BBOAUTH, WO6 Ai3HATUCA, UM
nobpe nepeHocnTbea RCT2100, a TakoXK AK opraHiam sukopuctosye RCT2100 i sk RCT2100 BnanBae Ha opraHism. Ana
Lboro byae nepesipeHo 6e3nevHicTb KinbKox pisHMX A03 RCT2100. KoxeH yyacHUK rapaHTOBaHO OTPUMYE
eKCnepuMeHTaIbHy Tepanito; y Ui YacTUHI [0CNiAKeHHA HeMA€E KOHTPOJIbHOI rpynu, ika oTpMmyBana naauebo abo
dikTMBHMIA npenapar.

LUporo nita ReCode oTprmaB A03Bin Ha NpoBeAeHHA A0CNiAXKeHHA B EBPONI, i 3apa3 BOHW LLUYKaKOTb YY4aCHMKIB. YUacTb y
LbOMY [OCAIAMKEHHI 03HaYaE, Lo BaM A0BEETLCA BiZlBiAaTN HaBYa/IbHUI LEHTP NpMbaM3Ho 17 pasis i BUMarae B3ATTA KPOBi,
nepesipKu OYHKLi nereHb Ta/abo iHWKX BUMiptoBaHb. JlocaiaKeHHs npoBoanMTUmeTbea B HigepnaHaax (Yrpext), ®paHuii
(Mapi Hekkep, Tynysa Ta MoHnenbe) Ta BeankobputaHii (fliac, NikapHa JIOHAOHCHKOrO KOPOAIBCLKOTO Koneaxy, HotTiHrem,
CaytremnToH, KembpuasK i BipmiHrem). AKLLO BU He KUBETE B OAHIlN i3 LUMX KpaiH, BU BCE OAHO MOMKETE B3ATM YYaCTb, AKLLO
Ma€Te 3Mory Ta H6axkaeTe noixaT Ha oAHe 3 MicLib HaBYaHHSA. LLlo6 oTpumaTty aoaaTkosy iHbopmaLito, B4 abo Ball nikap 3 MB

R eTe 2r’q3aTncA 3 KomaHgoto HIT-CF 3a agpecoto HIT-CF@umcutrecht.nl.
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