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Bbnpocu u oTroBopwm

OTTernsiHe Ha 3asBJ/IEHMETO 3a pa3pellaBaHe 3a ynortpeba
Ha Kalbitor (ekanaHTung)

Ha 11 HoemBpun 2011 r. Dyax s.a. opmumanHo ysegomsiBa KommteTa no ieKapcTBEHUTE NPOAYKTM 3@
XyMaHHa ynoTtpeba (CHMP), ue xxenae ga oTternm 3asiBfieHMETO CU 3a pa3peluaBaHe 3a ynotpeba Ha
Kalbitor, nokasaH 3a feyeHne Ha CUMNTOMUTE Ha OCTPU NPUCTBLMNU Ha HACNeACTBEH aHrMoeaeM.

KakBo npeacrasnasa Kalbitor?

Kalbitor npeacraBnsiBa fekapcTBo, CbAbPXKALLO aKTUBHOTO BELECTBO eKanaHTuA. Tol e Tpabeasno fa ce
npeanara nof copMaTa Ha UHXEKLUMOHEH pasTBop.

3a KaKBO ce ovyakBa aa ce m3nonssBa Kalbitor?

Ouaksa ce Kalbitor ga 6bae n3non3BaH 3a leYeHMEe Ha CUMMATOMUTE Ha MPUCTBMNM Ha HAcNeaCTBEH
aHrmoeaeM. MNaumeHTUTE C HAaCNeACTBEH aHMMOeAEM MMAT MPUCTLMN Ha OTOK, KOWTO MOXe [a HacTbnu
HaBCAKbAE B OpraHvM3Ma, KaTo HanpuMmep NULETo, KpahHULUUTe, YepBaTa M MbpaoTo, U NpUUYnHABA
HenpuATHO ycelwaHe 1 60/Ka, a NoHAKora B c/iy4auTe Ha NPUCTbNU B MbpJiOTO — 3aTPYAHEHO AWLLAHE.

Kalbitor e onpegeneH kaTto ,1ekapcTBO cnpak™ (NekapcTBo, KOETO Ce U3nonssa npu peaky 6onectun) Ha

18 pekemBpn 2002 r. 3a IeYEHNETO HA aHIMOEAEM.

Kak ce ouakBa na aeicrBa Kalbitor?

AKTUBHOTO BellecTBo B Kalbitor - ekanaHTua, 61okMpa eH3UM B KpbBTa, HapeyeH KannkKpeuH.

KanukpenHbT npeactaBnsBa 4acT OT C/IOXHA Mpexa OT NPOTEUHNU (M3BECTHa KaTO KaJMKpeENH-KNHNUHOBA
CI/ICTeMa), KOATO UMa HAKOJIKO ereKTa BbpXYy OopraHusMa. EAMHUAT OT TaX BOAM A0 NOBULLEHU HMBA Ha
NMPOTENH, Hape4deH 6pa,CI,VIKVIHVIH, npnynHaBal, paswnpsaBaHe Ha KPbBOHOCHUTE CbA0OBE U N3TUYAHE Ha
TEUYHOCT B OKOJIHUTE TbKaHW. ToBa U3TUYaHe Ha TEYHOCT NPUUYNHABA NPUCTBLIMNTE HA OTOK, KOUTO Cce
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Habntoaaeat npu aHrnoeneM. MocpeacTBoM 6/0KMPAHETO Ha AeNCTBMATa Ha KanukpeuHa, Kalbitor ce
O4YakBa Aa CMOMOrHe 3a HaMa/iiBaHe Ha 0TOKa M CBbp3aHWUTE C HEro CUMMTOMU Ha aHTMOEAEM.

Cbaobpxawmat ce B Kalbitor ekanaHTng ce npomssexaa Nno MeETOA, U3BECTEH KaTo pekoMbuHaHTHa AHK
TexHonorus. ToBa o3Ha4daBa, yYe ce n3rpaxaa oT KneTka, B KoATo e BkapaH reH (AHK), no3sonasaw, n
Aa ro npouseexaja.

KakBo e npeacrasuna cpupmarta B noaKkpena Ha CBOeTO 3asiBJsieHue?

Mpeaun npoBexaaHe Ha Npoy4YBaHUs Npu xopa edektute Ha Kalbitor ca n3cneaBaHyn NbpBO BLPXY
eKCcnepuvMeHTanHn Moaenu.

dupmaTa npeacrtaBsa pesyntaTuTe OT ABE raBHU NMPOyYBaHMs Npu nNauMeHTH Ha Bb3pacT 10 1 noBeve
rooMHM C HacneacTBeH aHrnoeaeMm. B egHoOTO yyacTBaT 72 naumeHTu, a B ApyroTto — 96. MNauneHTuTe ca
nekyBaHu c Kalbitor unu nnaue6o (MHMMO neyeHne) Ao 8 yaca OT NoMyyYaBaHeTO Ha NpucTbn. Ha
OHe3M, Npu KOUTO Ce CYMTa, Y€ PUCKDBT OT 3anyLlBaHe Ha AMXaTeNIHMTE MbTULla € BUCOK, MPU HyXaa ca
npunaraHu AOMbAHUTENHU NIeYeHUs.

OCHOBHUAT NokasaTten 3a eq}EKTMBHOCT Ce€ OCHOBaBa Ha I'IO,CI,OGpEHMeTO Ha CUMNOTOMUTE Ha NaUNEHTUTE
cnen yetnpu vaca. OctaHanuTe rnokasaTenun BK/IHYBaT BPEMETO A0 OTWYMsBaHe Ha rnpucTbna.

Ha kakbB eTan OoT oleHKaTa e 3asiBJIEHUMEeTO KbM MOMEHTa Ha OTTernsHeTo?

3asBfieHMETO e oTTerneHo cneq ,AeH 181", Tosa o3HauyaBa, ye CHMP e oueHmnn gOKyMeHTauuaTa,
npeacTaBeHa oT ¢upmaTa, U € U3roTBMA CNUCkK ¢ Bbnpocu. Cnea kato CHMP e oueHmn oTroBopuTe Ha
¢dupmMaTa Ha nocneaHaTa rpyna BbNpPOCK NpuU YCTHO M3C/yLLBaHe, BCe OLLE OCTaBaT HAKOW Hepa3peLLeHMU
npob6nemu.

KakeBu ca npenopbkute Ha CHMP kbM MOMeHTa?

Bb3 ocHOBa Ha nperneaa Ha AaHHUTE U OTroBOpUTE Ha cdmpMmaTa no cnucbumTe € Bbpock Ha CHMP kbM
MOMeHTa Ha oTtternaHeTo CHMP nma nsBectHu 3abenexkun n nspassiea npeaBapuTesIHO CTaHOBULLE, Ye
Kalbitor He Moxe aa 6bae onobpeH.

CHMP nMa 3abenexkm 0THOCHO peakLUuUTe Ha CBPbX4YyBCTBUTEIHOCT, KOMTO Ce HabnoagaBaT YecTo npu
nauMeHTuUTe, NekyBaHu c Kalbitor. PeakunmTte Ha CBpbXUYyBCTBUTENHOCT Ce NpOosiBABAT, KOrato
MMYHHaTa CUCTEMa Ha OpraHM3Ma pearmpa CnpsiMo JIEKapCcTBO, U BK/OYBAT peakumn, U3BECTHU KaTo
aneprnynun. CHMP uMa 3abenexkun 1 BbB Bpb3ka C e(heKTUBHOCTTa Ha NpeasoXeHuTe 403U Nnpu
NnauMeHTUTE C NO-TOJISIMO TEJIECHO Terso.

Mopaan ToBa KbM MOMEHTA Ha OTTerasHeTo cTaHoBuweTo Ha CHMP e, ye non3ute ot Kalbitor He
npesuLLaBaT pUCKOBETE.

KakBu npuumHM nocouysa cobmpMmaTa 3a oTrersisHe Ha 3asiBJiIeHMeTo?

MncmoTo, ¢ koeTo bMpmaTa yBeaoMsBa AreHumsaTa 3a OTTErNIIHETO Ha 3asBJSIEHMETO, MOXe Aa ce
Hamepu B pasaen ,All documents".

KakBu ca nocneacremaTa OT OTTErJISHETO 3a NnauuMeHTUTe, yyacTtBalum B
KJIMHNYHN U3NUTBAHNA UM NpOorpamm ¢ MUNoCbLpaAHa uen?

OupmaTa yBegomasa CHMP, ye oTTernsiHeTo HAMa Aa MMa NoCneACTBUA 3a NauMeHTUTE, BKIIIOYEHN
MOHACTOSALLEM B KIIMHUYHU U3NUTBAHUS.
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PesloMe Ha cTaHoBMLWETO Ha KoMuTeTa No nekapcTBaTa cupaum 3a Kalbitor moxe aa ce Hamepu Ha
yebcainTa Ha AreHuusaTa: ema.europa.eu/Find medicine/Human medicines/Rare disease designation.
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http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2009/11/human_orphan_000340.jsp&mid=WC0b01ac058001d12b

