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Voraxaze (yAoukapridaon)
Avaokonnon Tou Voraxaze Kdl dITioAoyIKO €ykpiong otnv EE

Ti gival To Voraxaze Kdl O€ NOIEG NEPINTWOEIG XpNOIHoNoIgiTal;

To Voraxaze €ival pappako nou XpnaoldonoleitTal yia Tn Heiwon Twv eninedwv TnG HEBOTPEEATNG
(avTikapkivikd pAapuako) oTo aiga evnAikwv Kal naidiov nAIKiag dvw Twv 28 NnUEPWYV, 0 OpYaVvIoHOG TWV
onoiwv dev €ival og B€on va anopakpuvel Tn HEBOTPEEATN ApKETA ypriyopa I nou d1aTpEXOUV Kivduvo
TOEIKOTNTAG anod Tn peboTpegdartn (dtav n PeBoTpeEaTn cival emBAABNG yia Ta GuaioAoyika KUTTapa Kai
Ta 6pyava Tou opyaviouou).

H To&IkOTNTA ano peBoTpeEaTn eival «ondvia» kal To Voraxaze XapakTnpioTnKe «oppavo gapuako»
(papuako nNou XpnoidonoleiTal o onavieg nabnoeig) oTic 3 deBpouapiou 2003. MepIoadTEPEG
NMANPOPOPIEC YIa TOV XAPAKTNPIOHWO €VOG pApHAKOU WG oppavoU WNopeiTe va BpeiTe edw:
ema.europa.eu/medicines/human/orphan-designations/eu-3-02-128.

To Voraxaze nepiéxel Tn dpAaTIKn oudia yAoukapniddon.

Mwg xpnoiponolgital To Voraxaze;

To Voraxaze xopnyeital govo We 1aTpIKN ouvTayn Kai NpeEnel va XpnoldonoleiTal uno Tnv eniBAswn
€NAYYEAUATIA TOU TOPEA TNG Uyeiag. Xopnyeital wg epdna evioPAERIa £veon evTog 48 ¢wg 60 wpwV
and Tnv &vap&n Tng £yxuong HeBoTpeEATNG (oTaydnv Xopnynon) otav o acBevng diaTpEXEl KivOuvo
TOEIKOTNTAG TNG HEBOTPEEATNC (Baoel Twv enNEdwV TNG HEBOTPEEATNG OTO aipa).

To Voraxaze Xpnoldonolgital g€ ouvduaouo Pe AAAa GpAppaka yia TNV avTigeTwnion TngG To§IkoTNTAG TNG
HEBOTPEEATNG KAl YIA TN ANWN UNOCTNPIKTIKWV METPWV, ONWG N XOPHynon uypwv.

Ma neplooOTEPEG NANPOPOPIEC OXETIKA WE TN XPnon Tou Voraxaze, OUKNBOUAEUBEITE TO PUAAO 0dNYI®V
XPNONG N ENIKOIVWVNOTE JE TOV yIaTpd 1 Tov pappakonold odag.

Mwg dpa To Voraxaze;

H peBoTpeEdTn avaoTEAAEl TNV KUTTAPIKN AvanTuén napeuBaivovrag otnv napaywyn Tou DNA. AuTto
ennpealel 101aiTepa Ta TAXEWG AvanNTUOOOEVA KUTTAPA, ONWG TA KAPKIVIKA KUTTapa. QoTdco, n
HeBOTPEEATN Wnopei, eniong, va sivalr emBAaBng oe AAAa QualioAoyika KUTTapa kai 6pyava Tou
opyaviopoU. AuTrh n emBAaBnG enidpaon ovopddleTal ToEIKOTNTA ano PHeBoTpeEaTn. H TogikdTNTA anod
HEBOTPEEATN €ival pia aneIAnTIKn yia Tn {wn naenon.
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H yAoukapnidaon, n dpAaTikn ouadia Tou Voraxaze, €ival yid npwTEivn NMou PNopei va JETATPEWE! TN
HeBoTpeEATN oTo aipa os aBAaBeic ouoies. 'ETol, N NoodTNTA TNG HEBOTPEEATNC OTO Aida HEIWVETAI Kal
KaTd OUVENEIa Kal 0 KivOuvog ToEIKOTNTAG. AcdoPEVOU OTI N YAoukapniddaon Oev €I0EpXETAl OTA KUTTAPA,
dev gunodilel TN HEBOTPEEATN Nou BpioKETAlI NON OTO E0WTEPIKO TWV KAPKIVIK®OV KUTTAPWV Vd
Bepanegvoel Tov Kapkivo.

Moia €ival Ta opéAn Tou Voraxaze cUNPOVA HE TIG HEAETEG;

S € TEOOEPIG HEAETEG OTIC OMoieg PETEIXav aoBeveic nou JIETPEXAV KivOUVOo TOEIKOTNTAG anod JeBOTPEEATN
dlanmoTwONKe OTI To Voraxaze NTAv anoTEAEONATIKO OTNV £MITEUEN KAIVIKA onuavTikng peimong (CIR)
oTa gnineda PeboTpeEaTng oto aipa (Me aAAa Aoyia, o€ enineda nou n PHeBOTPEEATN dev NpokaAei NAgov
BAGBRN). O1 yeAeTeg e€€Taocav 169 aabeveic oToug onoioug To €ninedo TNG HEBOTPEEATNG METPNONKE HE
Hia JEBodo nou ovopdaleTal uypn XpwpaTtoypagia uwnAng anodoong (HPLC) TouAdyxioTov Wia gopd WETA
Tnv NpwTn d00n Tou Voraxaze. To Voraxaze dgv ouykpiBnke pe GAAeg Bepaneieg.

>TnV NpwTn MEAETN PeTeixav aoBeveig nou dIETPEXAV KivOUVO TOEIKOTNTAG and Tn HeBOTPeEATN AOYW
VEQPIKNG duoAeiToupyiag n eneidn sixav Aapel unepBoAikr) noogoTnTa evdoppaxiaiag HeBoTpeEATng (He
€Vean oTo UYpO nou nepIBAlAel Tov vwTiaio Huehd). H Bepaneia pe Voraxaze NETUXE KAIVIKA ONUAVTIKN
Heiwon Twv eninédwv PeBOTPEEATNG O0TO aipa os 24 and Toug 28 aoBeveic (85,7%).

Se OU0 PENETEC peTeixav aoBeveig nou dev ATav os B£on va anoBalouv Tn NeBoOTPeEATN anod Tov
0opYavioPo TOUuG AOY® VEPPIKNG OUCAEITOUPYIAG. ZTIC v AOYW HEAETEG, N Bepansia Ye Voraxaze NETUXE
KAIVIKA ONUAvTIKh HEinon TwV emnedwyv PJeBoTpeEATNC oTO aipa o€ 14 ano Toug 27 acBeveic (51,9%)
kal og 20 ano Toug 30 aoBeveig (66,7%).

>Tnv TeAeuTaia YeAETN, ol aoBeveic nou dev ynopouaoav va anoBdalouv Tn YEBOTPEEATN ano Tov
0pYaviouo Toug AOyw VEQPIKNG ducAeiToupyiag EhaBav To Voraxaze og povoBepaneia n padi e Bupidivn
(GAAn Bepaneia yia Tn peiwon Twv ennédwv HeBOTPEEATNG). STOUG ev AOyw acBeveic, 46 ano Toug 84
(54,8%) néTuxav KAIVIKG onuavTikn Jeiwon oTa enineda PeBoTpeEATNG OTO aipd. And Toug aoBeveic nou
€\aBav Voraxaze kal Bupidivn, To 50% napouciage KAIVIKG onuavTikh Yeiwon Tng HeBoTpeEATng, o
ouykplon ME To 59,5% Twv acBevwv nou é\aBav povoBepancia Ye Voraxaze.

SUVOAIKA, OTIC TECOEPIG HEAETEG, TA PWEOA enineda PNeBOTPEEATNC HEIWONKAV KATd 96,8 % £wg 99,3 %
€vTOG 15 AenTwyv anod Tnv npwtn 860n Tou Voraxaze. EninAgov, To ningdo Tng HeBOTPEEATNG NAPEUEIVE
oTaBepo yia 8 €wg 15 nuEpEG.

Moiol kivduvol ouvdéovTal pe To Voraxaze;

O1 ouxvOTEpEG avenmBUUNTEG evEPYEIeG ToU Voraxaze (evOEXeTal va eggavioTolv o€ €éwg kal 1 ota 10
aTtopa) sival aiobnua kauoou, kepahaAyia, napaigbnoia (aicbnon nou polalel ye Poudiacua,
HUPMAYKIAo[a, ToiNNNUa anod kapgpitoeg), €Eaywn kail aiobnon BgpuoTnTac.

Ma Tov NAAPN KATAAOYo TwV aveniBUuunTwV EVEPYEI®V KAl TWV NEPIOPICUWV Tou Voraxaze,
OUMBOUAEUBEITE TO PUAAO 03NYIWMV XpHongG.

lMNa noioug Adyoug eykpiOnke To Voraxaze ortnv EE;

H To€ik6TNTa and peboTpeEaTn eival pia coBapr, ansIAnTikn yia Tn {wr naénon nou ekdnA®VeTal oTav
To (pAapPako dev AnopakpUVETAl ENAPK®G ANd TOUG VEPPOUC Kal CUGOWPEUETAI OTO dija Kal o€ OAOKANPO
TOV 0pyaviouo. & acBeveic nou diaTpExouv Kivduvo ToEIKOTNTAG and YeBoTpeEATN, To Voraxaze
npokaAei Taxeia kal eydAn peiwon Twv eninédwv TnG peBoTpeEdTng oTo aipa, Ta onoia napapévouv
XaunAd yia d1doTnua €wg Kal 15 nuépec YeTA Tn Bepancia. Av kal Ta dedopEva OXETIKA UE TNV aoPaAesia
Tou Voraxaze €ival neplopiopéva, o Eupwnaikog Opyaviopog ®apudkwyv EKpIve OTI 01 aveniBUUNTEG
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EVEPYEIEC YETA TN Xopnynon Wiag ddong Voraxaze €ival anodekTeg, dedoPévng TNG ooBapoTnNTaAg TNG
TOEIKOTNTAG ano Tn PeBOTPEEATN. Q¢ ek ToUTOU, 0 OPYavioUOG EKPIVE OTI Ta OPEAN Tou Voraxaze
UnepTEPOUV TWV KIVOUVWV Mou ouvdEovTal e auTd Kal €1I0nNyNBNKeE TNV €yKpion TNG XPronG Tou &V AOYW
(apuakou otnv EE.

To Voraxaze €ykpiBnke pe Tn d1adikacia Twv «EAIPETIKWV NEPIOTACEWV>, dI0TI, AOYW TNG onaviodTnTag
TNG aoBeéveiag, dev KATECTN dUVATH N CUYKEVTPWON OAOKANPWHEVWV MANPOPOPIMV YId TO Ppapuako. O
Opyaviopog Ba enaveEeralel eTnoiwg KABe vEo NAnpo@oplakd aTolxeio nou Ba eival diab&aipo Kai n
napouoa avaockonnaon 6a evnuep®VeTaAl avaldoywg.

Moia oTolxeia yia To Voraxaze avapgéveTral va unoBAn6ouv;

Aedopévou 0TI To Voraxaze eykpifnke pe Tn d1adikacia TwV «eEAIPETIKWV NEPIOCTATEWV>», N ETAIPEIA NMOU
eunopelieTal To Voraxaze 6a napdoxel nepaiTépw OedoUEVA OXETIKA WE TNV aoPAA&la Kal TNV
anoTeAECUATIKOTNTA Tou Voraxaze oToug acgBeveic nou dev eival o€ B€on va anoBAAAouv enapkwg Tn
HMEBOTPEEATN aAnod TOV OpYyaAvIoHUO TOUG.

Moia pérpa AapBavovTal yia Tnv ac@PaAn Kal anoTEAECHATIKA XPRon Tou
Voraxaze;

>TNV NEPIANWN TWV XapaKTNPIOTIK®V TOU NPOoidvToG KAl oTo PUAAO 0dnYIMV Xprong cuphnepiAngonkav
OUOTAOEIC Kal MANPOPOPIEG yIa TIC KATAAANAEG NPpOPUAAEEIC Nou npEnel va AauBavovTal ano Toug
ENAYYEAUATIEG TOU TOUEA TNG UYEIag Kal Toug aoBeveic yia TNV ao@aAr Kal anoTEAECHATIKN XPron Tou
Voraxaze.

'Onwc yia 6Aa Ta papuaka, Ta dedopéva yia Tn Xpron Tou Voraxaze TeAoUV UMNo OUVEXN
napakoAoUBnarn. O1 avenBUPNTEG EVEPYEIEG NOU avagpEpovTal yia To Voraxaze 6a a&loAoyouvTal
NMPOCEKTIKA Kal 8a AauBdavovTadl Ta anapaitnTa PJETPA yia TNV NpooTacia Twv aodevav.

MAoinég nAnpoopisg yia To Voraxaze

MNeploooTEPEC NANPOPOPIES Yia To Voraxaze diaTtiBevral oTov dIKTUAKO Tono Tou Opyaviouou, aTn
dieuBuvon
ema.europa.eu/medicines/human/EPAR/voraxaze.
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