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Eykpion Bepaneias yia tn ondvia véoo Niemann-Pick tinou C

H oucia piyhouotdtn €Aafe €ykpion and
tnv E.E. yia Tn Oepaneia ekpUAIOTIKWY
VEUPOAOYIKWV EKONAWOEWY O aCOEeVEIG PE
véoo Niemann-Pick Tdnou C.

Yus 29 lavouapiou 2009, n Actelion Ltd (SIX:
ATLN) avakoivwoe éu n ouoia Miglustat (uiydou-
otatn) éxel eykplBei otnv Eupwnaikn Evwon yia tn
Bepaneia twv ekQUAICTKDV VEUPONOYIKWDY EKON-
Awoewy og evhAikes Kal Naidiatpikous aobeveis pe
vooo Niemann-Pick tinou C (NPC).

H Bepaneia pe Miglustat €ival n npdtn nou -
ykpivetar yia aoBeveis pe tn vooo Niemann-Pick
wnou C, pia noAy ondvia, evoexopévws Bavatn-
POPA VEUPOEKPUAIOTIKA YeVETKN Slatapaxn yid ta
naidié kai yia tous eVAIKES.

H ouafa Miglustat (uiyRouotdmn 100mg) nén ev-
beikvutal yia T AapPavopévn and to otdpa Bepa-
neia evnAikwy aoBevdv pe nnia éws pétpia véoo
tou Gaucher wnou 1.

O Ed Wraith, 1atp6s oto Baoidiké Noookopegio
Maibwv tou Mévioeotep, napathpnoe: «la npw-
™ Popd, EXOUE ia eykekpipévn Bepaneia yia tnv
NPC. Ta 6edopéva yia us embpdoels tns Bepaneias
ue Miglustat, ta onoia anokthBnkav o pia k-
vIKN PeA€n kal og pia avadpopikn nAnBuopiakh
penéwn, €0ei€av Ye ouvénela TNV euvoikn KAIVIKA
avianékpion twv acBevav. Qs Bepdnwy 10Tpos,
yvwpidw noAu kand tn onpacia s eniBpdduvons
s €E€NIENS TV VEUPONOYIKWDY CUPNTWHETWVY.

2 XeTIKA HE T vooo Niemann-Pick
turiou C

H NPC eivar pyia nodu ondvia, Bavatn@opos,
VEUPOEKPUNIOTIKA, YeveEUIKA aoBévela, n onoia
npooBdannel kupiws naidid kal evhnikes, annd
pnopsi va ekbnAwBei oe onoladnnote nAikia. Ta
oupnupata npokanouvtal and v anoBhkeuon
yAukooiyyonimbiwy péoa ota kUttapa diapdpwy
OpYyavwV ToU opyaviopou, oupnepifapfavopévou
kal tou eykepanou. Mpdkertal yia pia eeniood-
pevn acBévela, otnv onoia ol NEpIcodTEPOl AoBe-
veis neBaivouv péoa oe névie €ws Oéka €tn and
™ didyvwon. Ma v nAgiovotnta twv acBevv, n
v60oo0s eival Bavatngopa katd v naidikn nAikia.
To Baoikd yvipiopa ths vooou gival n veupoAoyikn
embeivwaon nou pnopei va ekdnAwBei ws adéies
owpatkés KIvhoels, npoPAnpata 1copponias,
apyn opiiia kal kakn apBpwon, duckodia otnv
Katanoon, npoBAnuata e us opBanpIKEs KIVACEIS
Kal eMANMTKES Kpioels. H €KNtwaon ts NVEUPATKNS
kal dlavonukns Agtoupyias €ival enions ouvhens.
Yta edikd otadia s vooou, 1o naidi n o veapds
evhAikos ival ouxva kAvapns, éxel eAdxIoTo pui-
K& €Agyx0 Kal Ol VONTIKES Tou Aeltoupyies Exouv OI-
atapaxtel. H Sidyvwon s vooou pnopei va gival
duokonn kal xpovoPopa Adyw tns onavidtntas
NS KAl s €1Epoyevelas ts. Méxpl tpa, dev u-
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NNPXE eyKekpIpévn Bepaneutkn enidoyn yia au-
™ v Katdotaon.

JXETIKA g TO Zavesca® (Miglustat)

kai th vooo Niemann-Pick turiou C

To Zavesca evoeikvutal yia tn Bepaneia twv ek-
QUAICTKWY veuponoyIKwy ekdNADoewy ot evhnli-
kes kal naidlatpikous acBeveis pe vooo Niemann-
Pick tunou C.

INpokeIpévou va anoknBei éykpion yia 1o Zavesca®
(Miglustat) ot vooo Niemann-Pick winou C, ano-
KtnBnke éva ouvono kAvikwy dedopévwv and pia
kAvikAh penétn OGTI18-007 kal SU0 NOAUKEVTPIKES
avadpopikés nAnBuopiakes Yenétes oe aoBeveis pe
NPC. H ouvnBns 66on Zavesca® (Miglustat) oe e-
vnAaikous pe NPC htav 200mg piyAouctdtns Tpels
POpPES TNV NPEPQ Kal avanpooappoldtav oUupew-
va e v eNiQAvela ToU Omatos o€ Naldiatpikous
aoBeveis pe NPC.

Znv kAvikn peAétn 0GT918-007, evhnikol kal é-
onPol aoBeveis pe NPC (n=29, nAikia >=12 €t1dv)
wxalonoinBnkav, eite og piyfouotdtn 200mg t.i.d.
(n=20), €ite oe cuvNBn Bepaneia (n=9) eni 12 pnves'.
EninpooBétws, 12 naidid niikias 4-12 etv éRapav
piyfouotdtn oe 660N Nou avanpooappdoTnke yid
NV €NIPAVEIQ TOU OWUATos. Le 6A0US ToUs aoBeveis
560nke €nerta piylouotdtn yia 12 phves eninnéov.
To kUpIo KataANKUKO onpeio htav n taxdtnta s
opifévuas oakkadikns kivnons twv opBadpwy
(HSEM). Xta unoédoina katadnkukd onpeia
oupnepiAauPBavoviav n katdnoon, n Badion, n
veuponoyikn €E€taon, N veupoyuxonoyIikA ektipnon,
0 TPOUOS Kal n noidtnta {wns. Xtous 12 phves, n
taxutnta HSEM eixe BenuwBei oe aobeveis nou
AdpPavav Bepaneia pe piydouotdtn o oxéon
ye ekeivous nou AdauPavav tn ouvnon epovtida.
Ta anoteféopata Ntav onpavukd étav anoknei-
otwnkav acBeveis nou AduPavav Bev{odialenives
(p=0,028)". Ta naidid napouciacav BeAtiwaon s
taxutntas HSEM napopoiou peyéBous otous 12
ynves. BeAtiwon ot duvatdtnta katdnoons, ota-
Bepn akououkn ofutnta kal Bpadutepn enideivw-
on tou nepinatnukou degiktn Sianiotwinkav ako-
un og aoBeveis nAikias dvw twv 12 €1y, oI onoi-
ol élaPav Bepaneia’.

Xe pia pn efeyxopevn aon napdtacns s pene-
s OGT918-007, ta bedopéva €deiav du n Bepa-
nefa pe prydouotdtn pnopei va napdoxel otabepo-
noinon s vdoou yid onpavukoUus OeiKTes veupo-
Aoyikhs duoAeitoupyias otn véoo NPC, 1600 otous
nAnBuopoUs wv ephPwv/evniikwy, 600 Kal oTous
naidiatpikous nANBuoPoUs, VioXUoVTas NEPAEPW
v epunveia pias Bepaneutkns enidpaons s pi-
yAouotdtns, n onoia napatnpnBnke otous 12 pi-
Ves otnv efeyxdpevn gpaon s pefémns®?,

H aopdneia kal n avoxh ts piydouotdns 200mg,
XOPNYOUPEVNS TPEIS POPES TNV NPEPA OTOUS CUY-
pEEXoVTes otnv KAIVIKA peAEN, NTAV CUVENENS PE

nanaiotepes penétes pe tn vooo tou Gaucher -
nou 1, otnv onoia xpnoiyonolnBnke 1o PiIod au-
s s ddons' 3,

Mia npwtn avadpopikh nAnBuopiakn peAémn
npayuatonoimdnke og 25 kévipa o€ 12 xMpPES yia
va aflofdoynBouv 6edopéva oxeukd pe petafonés
s veupoAOoyIKAS KATACTAoNS Kal N cuvoAikA xpn-
olpotNta Ins Bepaneias pe piydouotdtn os 66 a-
oBeveis pe NPC, ol onoiol éAafav piyfouotdn e-
Kt6s s kAvikns peétns OGTI18-007 yia péon
diapkela 1,5 €. Na v a&londynon s Baputn-
tas s duopayias (katdnoaon), tns duatovias (xel-
piopos), s ata&ias (kivnon) kal tns ducapBpi-
as (apBpwon Adyou), xpnoipgonomdnke pia €1d1-
KN yia tn véoo kAiyaka avannpias otn didyvwon,
v évap&n s Bepaneias kal v tefeutaia enioke-
yn*. H nAgiovotnta v aoBevdv Napéueive tou-
Adxiotov otaBepn petd and tn Bepaneia, 6oov a-
Popd US TEOCEPIS NAPAPETPOUS, YEYOVOS nou Oei-
xvel 6u n piydouotdtn napéxel KAIVIKG OXeukd o-
@énn otn veuponoyikh €€€MIEn tns vooou o€ a-
oBeveis pe NPC*.

Mia 6eUtepn avadpopikh nAnNBuopiakn pefén
npayuatonoinBnke og 7 k&vipa o€ 6 XWPES, OTe
va aflodoynBouv dedopéva oxeukd pe petafonés
s veuponoyikns katdotaons og 57 acBeveis nou
bev énaPav Bepaneia pe piyfouotdtn katd tn pu-
oikn €€€AIEN ns véoou yia péon didpkeia 5,5 €-
tv. H i6ia e1dikh yia tn vdoo kAipaka avannpias
xpnaolponolnBnke yia va aglofoynBei n Baputnta
s duopayias, tns duotovias, tns atagias Kal s
duoapbpias, and  ouyun s didyvwons PEXp!
v tedeutaia eniokeyn. Ta anoteAéopata Ba na-
pouOIactolV 10 NPWTOo pIcd tou 2009.

To 6@enos s Bepaneias pe Zavesca® (Miglustat)
yia veuponoyikés ekdnAwoEIs og aoBeveis e  vo-
oo Niemann-Pick wnou C Ba npénel va alonoyou-
Vil O€ TaKukA Bdon, n.x. avd 6 phves. H ouvéxela
s Bepaneias Ba npénel va enavekupnBei petd
and toundxiotov 1 étos Bepaneias pe Zavesca®
(Miglustat).
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