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OTTernsHe Ha 3asiBNIeHNETO 3a pa3pellaBaHe 3a ynoTtpeba
Ha Fanskya (mozafancogene autotemcel)

Rocket Pharmaceuticals B.V. oTTernu 3asiBneHneTo cu 3a pa3pellaBaHe 3a ynotpeba Ha Fanskya 3a
neyeHue Ha aHeMums Ha ®aHKOHU TMN A — HacneacTBeHo 3abonsBaHe, KOETOo 3acsara KOCTHUSA MO3bK —
rbbectata TbKaH B roieMmnTe KOCTU, KbAETO Ce MPOomn3BeXAaT KPbBHU KETKN.

®dupmaTa oTTernu 3asaBsieHMeTo cM Ha 11 asrycTt 2025 r.

KakBo npeacraBnsiBa Fanskya v 3a KakBO e npegHa3HauyeH fa ce u3nonssa?

Fanskya e pa3paboTeH KaTo ekapcTBo, KOETO Ce M3Mon3Ba Npu Aeua Ha Bb3pacT oT 1 Ao 18 roauvHu 3a
fleyeHne Ha aHeMnst Ha ®aHKoHM Tun A.

Mpu aHeMnsa Ha ®aHKOHW TUN A KOCTHUAT MO3bK MOCTeneHHOo rybu cnocobHOCTTa cun Aa npoussexaa
AOCTaTbYyHO 34paBu KPbBHU KJIETKM, KOETO BOAM A0 HapyLeHUs Ha KpbBTa KaTo aHeMns (HUCKM HMBA
Ha YepBeHUTE KPbBHU KNETKU) U MOBULUEH PUCK OT MHMEKUMN N KbpBeHe. XopaTa cbc 3abonsaBaHeTo
CbLLO Taka Cca M3/I0KEHM Ha MO-BUCOK PUCK OT pasBUTUE Ha onpeaesieHn BUAOBE paK, KaTo Hanpumep
neBkeMuns (pak Ha 6envTe KpbBHU KIETKKU), N MOXe Aa n3nurtaT npobnemu, 3acarawim opraHu KaTo
6B6peumnTe 1 cbpueTo. IMa HAKOMKO pasfinyHM noatuna aHeMms Ha ®aHKoHU; TUn A e Haln-4yecTo
CpeLLaHuaT n ce NpuunHgaBa oT MmyTaumm (NnpomeHn) B reHa FANCA.

Fanskya cbabpa akTMBHOTO BewecTBO Mo3adaHKkoreH aBtotemuen (mozafancogene autotemcel) u e
TpsbBano ga ce npwunara KaTto egHoKpaTHa UHY3nsa (KankoBo BAMBAHE) BbB BeHa.

Fanskya e onpeaeneH kaTto ,/1ekapcTBO cMpak" (JieKkapcTBO, KOETO Ce M3MNosi3Ba Npu peakun 6onectn) Ha
17 pekemBpu 2010 r. 3a aHeMnsa Ha ®aHKoHM TMN A. JonbaHuUTENHa nHdopMaumnsa 3a onpenenssHeTo Ha
NlekapcTBOTO CMpaK MOXeTe Aa HaMmepuTe Ha yebcaliTa Ha AreHuusaTa:
ema.europa.eu/medicines/human/orphan-designations/eu-3-10-822.

Kak pencrBa Fanskya?

AHemMuaTa Ha PaHKOHM OT TUN A ce NpuYnHSBa OT MyTauum B reHa FANCA, KOWTO npenocrass
MHCTPYKUMM 3a narpaxpaHe Ha 6enTbK, KOMTO nomara 3a Bb3CTaHOBsiBaHe Ha nospeaeHata AHK,
0co6eHOo B K/1eTKM, KOUTO YeCTO Ce AeNST, KaTo Te3n B KOCTHUSA MO3bK.

Official address Domenico Scarlattilaan 6 e 1083 HS Amsterdam e The Netherlands
Address for visits and deliveries Refer to www.ema.europa.eu/how-to-find-us P
Send us a question Go to www.ema.europa.eu/contact Telephone +31 (0)88 781 6000 An agency of the European Union Thn

© European Medicines Agency, 2025. Reproduction is authorised provided the source is acknowledged.


http://www.ema.europa.eu/how-to-find-us
http://www.ema.europa.eu/contact
https://www.ema.europa.eu/en/medicines/human/orphan-designations/eu-3-10-822

AKTMBHOTO BeLLecTBO BbB Fanskya, Mo3adaHkoreH aBToTeMuern, e Tpsabeano ga ce NpuroTes, KaTo ce
M3non3BaT CO6CTBEHMU KPbBHW CTBOJIOBU KJIETKU Ha NauMNeEHTa (KﬂeTKVI, KOUTO MOraT Aa Ce pa3BuUAT B
pasnnMyHM BUAOBE KpbBHU KneTkun). Cnep ToBa e TpsibBano Te aa 6vaat moanduumpanm B nabopatopus,
KaTo Ce M3Nos3Ba BMpPYC. BUpYCbT ce NpoMeHs Taka, Ye Aa He MOXe Aa ce pa3npoCcTpaHu B OpraHuama,
HO MOXe Aa OCMrypu 3apaBo Konue Ha reHa FANCA B KpbBHUTE CTBOJIOBU KJI€TKWU, KOETO Aa UM MO3BON
[a Bb3CTaHOBAT yBpeaeHata [HK. MoanduunpaHmTe KpbBHM CTBOJSIOBU KNETKM e TpsibBano aa ce
BbpHAT Ha nauuMeHTa 4ype3 MHPY3Na 1 ce e o4akBaso Aa AOCTUIHAT KOCTHMUS MO3bK M Aa obpasysaTt
34paBn KPbBHU KNETKWN.

KakBo e npeacraBuna copupmarta B noaKperna Ha CBOeTo 3asiB/ieHue?

dupmMaTta e npeacTaBmia gaHHM oT 3 nNpoy4dBaHus, obxeawalun 14 geua Ha Bb3pacT OoT 1 A0 7 roanHu C
aHemusl Ha ®aHkoHuM TMN A. B npoyuyBaHuaTa Fanskya He ce cpaBHsiBa C Apyro fiekapcrso wian nnauebo
(cnano neyeHne). OcHoBHaTa MsipKa 3a e(PeKTUBHOCT BK/IKOYBA TPM pas/IMYHKM pe3ynTaTa:
Bb3CTaHOBsIBaHe Ha NMPOM3BOACTBOTO Ha 34PaBU KPbBHU KJIETKN B KOCTHUS MO3bK, KOpUrnpaHe Ha
reHeTUYHN aHOMaNUM B LUMPKYNMpaLLUNTE KPbBHM K/IE€TKM M MOCTUraHe Ha HOpMasIHW HMBA Ha pPa3/inyHu
KPbBHW KNIETKKN cnea npunaraHeTo Ha Fanskya.

Ha kakbB eTan oT oleHKaTa e 3asiBJIeHMeTO KbM MOMEHTa Ha OoTTernsiHero?

3asAB/IeHMETO e OTTErNeHo, cnea Kato EBponeickaTa areHums no fekapcrsaTa e oueHuna
MHdopMaumaTa oT pupMaTa 1 e NoAroTBUAa BbNPOCKU KbM upMaTa. KbM MOMEHTa Ha OTTErNsAHETO
¢mpMaTa Bce olle He e OTroBOpwW/Ia Ha nocsieaHaTa rpyna BbMpoCu.

KakBu ca npenopbkute Ha AreHUMATa KbM MOMEHTa Ha oTTernsHero?

Bb3 ocHOBa Ha npernega Ha AaHHUTE, KbM MOMEHTa Ha OTTErMNAHETO AFeHLLVIFITa nMMa N3BECTHU
3abenexku n nlpasssa npeaBapuUTenHoOTO CTaHoBMLe, Yye Fanskya He moxe fa 6bae onobpeH 3a
JfleyeHne Ha aHeMust Ha PaHKOoHM Tun A.

AreHuusiTa MMa onaceHmst OTHOCHO NoTeHuWanHaTa 6e3o0nacHoOCT Ha NeKapcTBoTO, TbW KaTo
pe3ynrtaTtuTe, KOUTO NoKasBaT KOJIKO Konusa oT reHa FANCA noctbneaTt B CTBOIOBUTE KNETKU, Ca
HaNW4yHW efBa cnej nevyeHneTo. ToBa e BaXxHOo, Tbl KaTO BbBEXAAHETO Ha ronsm 6p017| FreHHW Konusa B
CTBOJZIOBUTE KNIETKN MOXe Aa noeande Ha Ha4nMHa UM Ha CDYHKLI,I/IOHVIpaHe. Tbi KaTO npean nekapcrsoTto
ha 6bae NMPUNOXEHO Ha NauneHTa HE MOXE HaNb/IHO Aa Ce€ OUEHU Bb3MOXHUAT PUCK OT TOBA NEHbT Aa
NpoMeHN HOPMaA/IHOTO CbYHKLI,VIOHMpaHe Ha KNeTkute, AreHumsaTa nomcka Uan0CTHa OUeHKa Ha pucka.

Bbnpekn ye pmpmaTa e n3BbpLIMIa HAKOIKO U3CeaBaHus, 3a Aa oueHn KavyecTBoTo Ha Fanskya,
npean Aa 6bae NpUIOXKEH Ha NauneHTuTe, AreHumsaTa uma onaceHuns Aanu HanMyHUTE AaHHU ca
AOCTaTb4HU, 3@ Aa Ce NOoTBbPAM, Ue U3cneaBaHusaTa HadexaHo npeaswxaaT 6esonacHocTTa u
edeKTMBHOCTTa Ha NeKkapcTBOTO. EAHO OT OCHOBHUTE M3MepBaHUs, U3MOA3BaHM 3a NpoBepKa Ha
KayeCcTBOTO Ha CTBOJIOBUTE KJIETKU, € NPOLEHTBLT Ha KNETKUTE, KOUTO HOCAT Mapkep, HapeyeH CD34.
Bbnpekn ToBa AreHumsaTa nMa ornaceHus OTHOCHO NMparoBuUTe HMBA Ha CTBOJIOBU KJIETKW C TO3M Mapkep
BbB Fanskya.

Bbnpekun nuncaTta Ha AbAroCcpoUYHM AaHHM 3a 6e3onacHocTTa Fanskya usrnexaa uma npueMnms npodun
Ha 6e3onacHoCT. AreHumaTa obaye CTUrHa A0 3aK/IIOUYEHUETO, Ye APYXKECTBOTO He € AoKasaso
ybeaunTenHo, ye nonsute ot Fanskya npesuwaBaT puckoBeTe. ToBa Ce Ab/XKM MMaBHO Ha dakTa, ye
KJIMHWYHaTa nosi3a OT JIEKAapCTBOTO He e SICHO yCTaHoBeHa. HeonpeaeneHoCcTn B OCHOBHOTO MpoyYBaHe,
KaTo SinrncaTta Ha 6a3a 3a CpaBHEHME M HUCKATa Bb3PacT Ha yyacTHMUKUTE, Npedn Ha AreHumsTa aa
LOCTUTHE A0 CEPUO3HMU 3aK/IIOYEHUS KbM MOMEHTa Ha OTTEr/ISTHETO OTHOCHO ToBa Aanu Fanskya mMoxe aa
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NpefoTBpaT KOCTHOMO3bYHA HEAOCTAaTbYHOCT Ha NO-KbCHa Bb3pacT. AreHUmMaTa Chllo Taka M3pasu
ornaceHMsi OTHOCHO OCbLIECTBMMOCTTa Ha NpPeasIoKEeHUTE MEPKU 3a CbbUpaHe Ha U3yepnaTenHn AaHHK
crfieq NyCKaHeTo Ha Masapa, 3a [a ce OTroBOpY Ha KpUTEpUNUTE 3a paspelleHune 3a TbproBus rnpu
onpeneneHn ycnosus.

Mopaan ToBa KbM MOMEHTA Ha OTTEMNSIHETO CTAHOBMLLETO Ha AreHuusaTa e, ye pupmaTa He e
OTroBopwW/a UsuepnaTesHo Ha 3abenexkuTte K nonsute ot Fanskya He MoraTt Aa 6bAAT AOKa3aHM.

KakBu npuumHu nocouBa c¢pmpMara 3a oTTersisiHe Ha 3asaBJ/iIeHneTo?

B nncmoTo cu, ¢ KoeTo yBeaoMsaBa AreHumndarta 3a OTTer/IgHeTo Ha 3asdB/IEHNETO, APYXEeCTBOTO 3asdBU, ye
BbIMPEKN 4Ye o4aKkBa Aa OTrOBOPU 3340BOJIUTENIHO HA OnaceHusTa, nspaseHu ot AreHumaTa,
3aAB/IEHNETO € OTTENNEHO EANHCTBEHO NO NPUYNHU, CBbP3aHN CbC CTOMAHCKaTa OEeNHOCT.

KakBu ca nocneacreBmMsTa OT OTTEr/ZISHETO 3a NauymeHTuTe, ydyactBallim B
KJIMHUYHU U3NUTBaHUA?

®upmMaTta e ysegomusna AreHuuaTa, ye HaMa nocneacTBus 3a NauneHTUTe, BKIKOYEHW MOHACTOSALWEM B
KAMHWYHW n3nuteaHmsa ¢ Fanskya.

AKO BMe Unu BaWeETO AeTe yyacTBaTe B KIIMHUYHO U3MNUTBAHE U Ce HYXJAaeTe OT noseye VIHCbOpMaLLVIH 3a
BallETO ne4vyeHne nnam ne4yeHMETOo Ha BalleTo AETE, CBbPXETE Ce C ieKap4d no KJIMHNYHOTO U3NUTBaAHE.
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