ITAPAPTHMA 1

MEPIAHYH TQN XAPAKTHPIZTIKOQN TOY ITPOIONTOX



1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Miglustat Gen.Orph 100 mg oxAnpd Koyaxio

2. MOIOTIKH KAI TIOXOTIKH XYNOEXH
Kd&Be orcdnpd kaydkio mepiéyet 100 mg pryhovotdng

[N tov TAnpn kaTdloyo Tov exdoywV, BA. Tapdypago 6.1.

3. OPAPMAKOTEXNIKH MOP®H

2KANPO KOyaKio.

Yidnpd kayakio (erativng, peyéboug 4, unioug tepimov 14 mm, pe ad10QaVES TOUN KOl GO
AgVKOD YPOUATOG.

4. KAINIKEX IAHPO®OPIEX

4.1 OgpomevTiKég gvoeitelg

To Miglustat Gen.Orph gvdeikvotat yio v amd otopatog Bepaneio evilikov aclevdv pe Mmiag Emg
pétprog cofapdtntag tvmov 1 voéso tov Gaucher. To Miglustat Gen.Orph pmopel va ypnopomomOei
uoévo otn Bepaneia aoBevav yia Tovg omoiovg 1 Bepamneio vrokaTdcTooNC EVIOUMY OV UTOPEL VO

yopnynOet (PA. mapaypdpovg 4.4 kot 5.1).

To Miglustat Gen.Orph gvdeixvotal yio T Oepomeio TV EKPVAGTIKOV VEVPOLOYIKOV EKONADGEDYV GE
EVAAIKEG Ko Toudlotptkovg acbeveig e vocso Niemann-Pick tomov C (PA.topaypdpovg 4.4 kat 5.1).

4.2 Aocoloyio kol TpOTOG YOPYNONS

H Bepancio mpémetl va kabodnyeitar amd 10tpohg mov ivorl YVOOTEG TNG AVIETMOTIONG TG VOGOL TOVL
Gaucher 1 g vooov Niemann-Pick tomov C, avaAidya pe tnv mepiotoon.

Aocoroyia

Aoon_otny tomov 1 vooo tov Gaucher

Evilikeg
H ocvvictdpevn 86om évapéng yia ) Bepaneia evijiikov acbevav pe tomov 1 voso tov Gaucher givon
100 mg tpeig popég nuepnoing.

[Ipoowpwvn peiwon g d6onc oe 100 mg pia 1 600 Popég nuepnoing evdéyetat va eival amapaitn

o€ Kkamolovg acheveic Loyw d14ppotag.

Howdrarpixog minBoouog
H amotelecparikotnta tov miglustat oe maudid ko pnPovg nhikiog 0-17 etdv pe tomov 1 vdéco
Gaucher dgv €yel akopa tekunprmei. Aev vapyovv dobéoipa dedopéva.

Aoon_atn vooo Niemann-Pick tomov C

Evilkeg
H cvvictdpevn docoroyio yio th Oepaneio evilkav acdevav e voco Niemann-Pick tomov C givai




200 mg tpeic @opLc NUEPNCIMC.

Houdrazrpikog ninBoouog
H ocvvietdpevn docoloyia yia tn Oepaneia epnPov acdevav (nhikiog 12 etdv Kot dve) pe voco
Niemann-Pick tomov C eivar 200 mg tpeilg popég npepnoimg.

H docoloyia o acbeveig niikiog kdtw Tov 12 e1@v npénet va npocapudletal pe faon tnv emedaveilo
TOV GMUATOG OTMG SLEVKPVILETAL TAPAKAT®:

Hivakag 1 - IMowdwatpikog Tain@oopog

Empdvela shpatog (m?) Tuviotdpevn d6on
>1.25 200 mg tpelg @opés NUeEPNGImG
>0.88-1.25 200 mg dvo popéc NuepNcing
>0.73 - 0.88 100 mg tpeig popég nuepnoing
>047-0.73 100 mg dvo popéc Nuepncing
<047 100 mg pio popd nuepnoing

[Ipocwpv peiwon g d6ong propet va eivan amapaitnn og Kamolovg acheveig Adym didppoiag.

To 6pelog otov acBevr| and ) Bepaneia pe miglustat Oa mpénet va a&roroyeitan Taxtucd (BA.
napdypoeo 4.4).

Yrdpyer mepropiouévn gumeipio amd tn ypnon tov miglustat oe acbeveic nkiac KGT® TV 4 TGOV LE
voo0 Niemann-Pick tomov C.

Ei1d1xoi iAnBoouol

Himaiouévor
Agv vrdpyet eumeipio pe ) ypnon tov miglustat yuo acbeveic nhikiog avo tov 70 eTmv.

Negpirn dvoiertovpyio.

Ta, @apuokokvnTiKd 0e60UEVA VTOSEKVHOVY AVENUEVT] CLGTNUOTIKY £KOEGT GTN [yAovoTATY O
acleveic pe veppikn duciettovpyia. Xe acbeveic pe mpocappocuévn kabapon Kpeatvivng g taéng
Tov 50-70 ml/min/1,73 m?, 1 yopfiynon mpémet va apyilet pe 86om 100 mg dHo popég nuepnoing oe
acOeveic pe tomov 1 voso tov Gaucher ko pe d6om 200 mg 600 Popéc NuepNoing (TPocopUOcUEV
ue Paon v emipavela copaTog o aobeveic nhikiog kKato tov 12 etdv) og acbeveic pe voco
Niemann-Pick tomov C.

Ye acleveic ue mpocappoopévn kébapon kpeotivivng g taEng Tov 30-50 ml/min/1,73 m?, 1 yoprynon
npémet va apyilet pe 06om 100 mg pio opd npepnoing otnyv tomov 1 voco tov Gaucher kot pe d6om
100 mg dvo Qopéc Nuepnoimg (TPOCUPUOGUEVT LE fAoT) TNV EMPAVELN COUATOG 68 acbeveic nAkiog
Kdto Tov 12 e10v) oe acbeveic pe vooo Niemann-Pick tomov C. Ae cuvietdral n ypnon o€ acbeveic e
coBapn veppixn Sucertovpyio (kdbapon kpeativivng <30 ml/min/1,73 m?) (BA. nopaypdepovg 4.4 kot
5.2).

Hrozikn dvoleirovpyio
To miglustat dev €yel a&roroyn0el oe acheveic e nratiky dSucAettovpyia.

Tpdroc yopynong

Amo6 otopaToc pnon
To miglustat umopei va AneOel pe 1 yopic Tpoen.

4.3 Avtevositeg

YrepevoicOnoio 6t dpacTiki ovcia 1| 6€ KATo10 amd To EKO0Y0 TOV CVUPEPOVTUL TNV TOPAYPUPO



6.1.

4.4 E101kég TPOEIOOTOUM|GELS KO TPOPVAAEELS KATA TN YP1joN
Tpdpog

To 37% mepimov TV 000evav oe KAviKEG peréteg pe Tomov 1 voco tov Gaucher kot to 58% tmv
acBevav o pia KAivikn perétn yua m voéso Niemann-Pick tomov C avépepe tpopo pe ) Bepaneia.
2mv tomov 1 voéco tov Gaucher ta cuumtdpaTe QLT TPOLOV TEPLYPAPNKAY ©OG VOGS VTEPPIAL®DY
(QVOI0AOYIKOC TPOLOG T®V YEpL®V. O TpdUog cuVHBwg EeKvoDoe EVTOC TOL TPMTOL UNve Bepameiog Kot
o€ TOAAEG TepT™aElS eEaAelpoTay petd and 1 €wg 3 uveg ocuveyovg Bepoameioc. H peimon g doong
pmopel va BeATidceL ToV TPOUO, GLVIBWOE EVTOS NUEPDV, OARE LEPIKES POPES UIOPEL Vo amatteital
dtokomn g Bepameiog.

Taotpeviepikic daTapoyEe

Hopatmpndnkoy copPapoto amd To YuoTPEVTEPIKO, Kuping didppota, o€ TEPLEGOTEPO and 80% Tmv
acBevav, glte kot TV évapén g Bepaneiag gite TePLodIKA Katd ) didpkela ovtg (PA.
napdypoeo 4.8). O unyavicpog eival Kot tdco mhovoTnTa 1) AVOCTOAT TV EVIEPIKOV
SoOKYOPLOACDY, OTIMG 1| COVKPAGT-ICOUOATACT], GTN YOUGTPEVIEPIKT] 030, UE OTOTEAECUA TT) LELOUEVN
aTopPOPNON TV SIGOKYAPLOACHV HECH TNG OLUTPOPNG. TNV KAWIKN TTPdén, Exel mapotnpndel 0Tt
copupdpata and To YasTPEVTEPIKO TPOKAAOVUEVA OO TN LYAOVGTATY CVTATOKPIVOVTOL TNV
eEQTOKEVLEVT] TPOTTOTTOINOT| TG O1ATPOPNC (Yio Tapddetypa, Heiwon TG TpOSANYNG oakyapolng,
AakTong Kot GAAOV LOOTAVOPAK®V), GTN AYN TN WYAOVGTATNG OVALESO GTO YEVUOTO, KOV GTO
VTIOOPPOTKA PUPUOKEVLTIKA TTPOTOVTO OTOG 1) AoTEPAioN. Xe oplopévoug aobevels, pmopet va ivat
amopaitntn n Tpocpvi peimon g doong. Ot acbeveic pe ypdvia dtéppota 1| GAAL eppéEvovTa
cuppduata omd To YUoTPEVTEPIKO TOL OEV AVTATOKPIVOVTOL G OWTEG TIC TAPEUPAUCELS, TPETEL VAL
depguvnBodv coppova pe TNy KAvikn Tpdén. H piyhovotdm dev €xel a&loroyn0el oe acbeveig pe
GTOPIKO GNUAVTIKTG YOOGTPEVTIEPIKTG VOGOV, GUUTEPTAAUPOVOUEVIS TG PAEYLOVDOIOVG VOGOL TOV
EVTEPOL.

[lepumtmdoeig vocov tov Crohn £yovv avaeepBel petd v kukhoeopia og acbevei pe véco Niemann-
Pick tomov C mov éhaPav Bepancio pe Miglustat Gen.Orph. Ot yaotpeviepikég doTopoyés elvon
ovyvég avembounteg evépyeteg tov Miglustat Gen.Orph. Enopévog, oe acleveic pe ypdvia diéppota
Ko/ KOMOKO GAY0G IOV OV OVTATOKPIvovToLl 68 TaPEUPACELC 1] 08 TEPIMTMOT KAVIKNG EMOEivOONC,
O mpémer va AapPdvetor voyn n mbavotnta vosov tov Crohn.

Enidpoocn 611 onepuotoyéveon

A&omiotec péBodot avticOAANYNG Oa TPETEL VO, GUVEYIGOVY VAL YPNGILOTOLOVVTUL EVOGH (VOPEG
acOeveic Aappdvovv to miglustat kot yio 3 pnveg petd m dwekomn. To miglustat Oa wpémnel va
drokomreTal ko a&lomoteg pEBodot avTicOAANYNG Oa TPETEL VAL YP1CUYLOTOLIOVVTOL Y10 TOVG ETOUEVOLG 3
unves mpwv emyelpn el cuAAnym (PA. mopaypdpovg 4.6 kot 5.3).. MeAéteg og emipv &xovv deilel 6T M
UyAovoTdn £yl avembOUNTEG EMOPAGEIC GTI GTEPUATOYEVEGT KOl OTIC TAUPUUETPOVS CTLEPUATOG KO
pewmvel ™ yoviportntao (BA. mapaypdpovg 4.6 kat 5.3).

Ewwoi tAnbuvcpuoi

AOY® TEploplopévng eumelpiog, To miglustat mpémet vo xpMOILOTOIELTAL LE TPOGOYN o€ aoBeveig e
VEQPIKT 1| NIOTIKY dvoAettovpyio. Yhpyel otevn oxéon puetald g veEQPIKNG AELTOVPYiaG Kot TG
KkdOapong e wylovotdrng kot 1 £kbeon ot pwyhovotdn sivol onuoviikd oavénuévn o acbeveig pe
cofapn veppikn dvciettovpyia (PA. mapdypapo 5.2). [Ipog to Tapdv, vEPYEL OVETUPKNG KAVIKY
eumelpio otovg aobeveic oLTOVG, Yo TNV TOPOYT GVLOTACE®Y d0c0A0YinG. Ae GuVIGTATOL 1] ¥PNOT TOV
miglustat o€ acOeveic pe cofapn veppiky duvoiertovpyia (kdBapon kpeatvivic < 30ml/min/ 1,73 m?).

TYmov 1 voécoc tov Gaucher




[Tap' 6Ao wov dev Exovv mpaypatomomnel dupecsec ovykpioelg pe ™ Oepaneio Ymokordotaone Evidpmy
(®YE) o¢ acbeveic mov dev €xovv AdPel Bepameia yio v Tomov 1 voéso tov Gaucher, dev vdpyovv
EVOEIEEIC LITEPOYNG TNG MYAOVGTATNG OGOV ALPOPE GTIV UTOTEAECUATIKOTNTO 1] TV OCOAAELN
ovykprtikd pe ™ OYE. H OYE etvau n tomikn Oepancio acBevadv mov mdoyovv amd tnv tomov 1 voco
tov Gaucher (BA. mapdypaeo 5.1). H amotedespotikdtnta Kot 1 ao@EAELR TNG UYAOLGTATNG dEV £O0VV
a&lohoynBel €101k oe acBeveig pe coPapn voco tov Gaucher.

2UVIGTATOL TOKTIKY] TapakoAovinon tav emmédmv Prrapivng Biz, Adym g vynAng cuyvotnTog
eppdviong averdapkelag Prrapivng Bio og acBeveig pe tomov 1 voco tov Gaucher.

"Exovv avaeepbel tepimtdoeig meprpepikng vevpomadelog o aobeveig vid Beponeio pe prylovotarn,
pe N xopic tantdypoves TadnNoels, OT®S Yo Topadetypo ovemdpkela Prrapivng Biz kot povokimviky

yvoppamdadeia. H mepipepikn vevpomddeia paivetal va gival TEpIGGOTEPO KO 0 0GOEVELG e TOTTOV
1 voco tov Gaucher 6 GOyKpion e TO Yevikd TAnBucud. OAot o1 acbeveig mpénet va vTofaAilovtaon

0€ OPYLIKN KOl EXLOVOANTTIKY VEDPOAOYIKT aEloAdyNoN.

Ye aoBeveic pe tomov 1 vocso tov Gaucher, cuvictdtol mopakolovdnen Tov aptBpod TOV aUoTETOAMY.
EAaoppég peuwoeig otov aptipd tov aloneToM®Y yopilg cuoYETIoN UE dpoppayies Tapatnpnonkay o

acBeveic pe tomov 1 vocso tov Gaucher mov éxavay evarlayn and OYE oe pylovotdr.

Noooc Niemann-Pick torov C

To 6perog g Oepameiog e miglustat yio Tig veuporoyikég ekdNADOGELG o€ 000EVEIS e VOGO
Niemann-Pick tomov C npénet va a&lohoyeital Taktikd, m.y. Kabe 6 pnveg. H ocuvéyion g Oepamneiog
TPEMEL vaL ETaVOEIOAOYEITOL HETA ad TovAdyioTtov 1 xpdvo Bepameio pe miglustat.

ELopég permwoeic 6tov aplipud tov aomeToM®Y Yopig cueYETION LE aoppayiec Tapatnpnonkay 6
peptkotg acbeveig pe voso Niemann-Pick tomov C mov élaPav Bepaneia pe prylovstdmg. Xtoug
acBeveic mov cuumepieAnENncav oty KAviky dokiur, To 40%-50% ciyov apiOud aponetaiiov
YOUNAOTEPO OTTO TO EAAYIOTO PLGLOAOYIKO OpLo KaTd TNV Evapén e Bepaneiog. ZvvictdTon M)
Tapakolohinon Tov aptBpol TV AUOTETAAIDV GE OTOVG TOVS AoBEVEIS.

Mewwuévn ovartvén 6Tov Toudtotptkoc TAnfvuoud

"Exetl avapepbel petopévn avamtuén og peptkovg madtatpkos aodeveic e voco Niemann-Pick
tomov C, katd tnv Tpodiun eaon g Depameiog pe miglustat, katd v omoio 1 apyIkn peiwon TG
AMymc Papovg umopei va cuvodedeTar 1 vo. akoiovbeital amd peiopévn avénon tov vyovg. H
avantuén Ba mpénel va mapakorovbeital o Tadlatpikovg achevei Kat epnPoug katd tn didpKeo TG
Oepaneiog pe miglustat. O Adyog 0@EAOVG/KIVODVOL B TpémeL Vo, emaveKTIUATOL Yo TOV KO acOevn
EexmploTa Yo Tn GuvENIon TG Oepameiog.

Ndrtpio

AVTO TO PUPUAKEVTIKO TTPOTIOV TEPLE el MyodTepo amd 1 mmol vatpiov (23 mg) avd ckinpd Koydxkio,
ONAadn ovolaotikd «elebBepo vatpiovy.

4.5 Alnmiemopdosig pe GAL0 QOPUUKEVTIKE TPOTOVTE KoL GAAES pOPPES arAnAemidpaong

[epropiopéva H£d0UEVE DTOSEIKVOOUY OTL 1] GLYXOPNYNOT TG UIYAOVOTATNG KoL 1] VTOKATAGTOOT)
evlopov pe yyAovkepdon o€ acbeveic pe tomov 1 voco tov Gaucher evdéyetar vo odnynoet oe
pelmpévn ékbeon ot pryAovotdn (o€ pio Kpn HeAET TopdAiniov ouddwy, mapatnpidnkay kotd
TPocéyyion HEIDGELS 22% ot Cmax K0t 14% ot AUC). H pelétn aut] vmodeikvoe emiong 0Ti 1
ULYAOVGTATN SEV €XEL KOpio EXITTOON 1 £XEL TEPLOPIGUEVT ETUTTMOOT GTIS PUPUOKOKIVITIKES 1010TNTEG
™G ryAovkepdaong.

4.6 T'ovipétnTa, KOG KO Yorovyio



Kinon
Agv vrapyovv enapkn d€SOUEVE, amd TN YPNOT TG UIYAOVOTATNG G £YKVEG Yuvaikeg. Meléteg o (Do
éoe1&av untpikn kot pPpuikn to&kdtnta, copmeprapfavorévng petopévng emPioong tov epppvov

(BAéme mapaypapo 5.3). O evdeyduevog kivouvog yia tovg avBpmdmovg eivan dyvootos. H pylovotdrn
SmEPVA TOV TAOKOVVTO KOl OEV TPETEL VAL YPTCULOTOLEITAL KATE TN O1APKELN TNG KUNONG.

OnAaopuog

Agv gival yvooto6 dv 1 piyAovotdn ekkpivetal oto untpikod yoio. To miglustat dev mpémel va
Aappdvetor katdm digpkela TG yorovyiog.

Fovomra

Meléteg og emip £xovv Oeiéel OTL 1 PyAOVGTATY £YEL AVETIOOUNTEG EMOPACEIC GTIG TOPUUETPOVG
OTEPUATOC (KIVNTIKOTNTO KO LOpPoAoYia) HEidVOVTAG TN Yovipotnta (PA. mapaypdpovg 4.4 kat 5.3).

AvTicOAMN YN 6E AVTPEC KO YOVOIKES

Métpa avTicOAANYNG Ba TPETEL VO, YPTCILOTOIOVVTOL OO YUVOUKEG GEOVATUPUY®YTIKT NAKIL.
A&omotec péBodot avticOAANYNG Ba TpEmEL va GuVEYICOVY VO YPNGULOTOLOVVTAL EVOG® AVOPES
acOeveic Aapupdvovy miglustat kot yo 3 pveg petd v dwokonn| (PA. mapaypdaeovg 4.4 kot 5.3).

4.7 Emopacelg 6Ty tkavoTiTo 001]YN61S KOl YEPLGROD MUV T®V

To miglustat éyel aorjpovin enidpacn oty KovOTNTO 031 YNONG Kol XpNong unyavnudatov. H {ain
éxel avapepBel og cuyvn avemBounTn avtidpacmn kot ot acheveic Tov mhoyovv amd (OAn dev Tpémel va
001 YohV 1 VO ¥PNGIUOTOI00V U)oV LOTO.

4.8 AvemOOunteg evépyereg

IIepiinymn Tov TPOEIA AGQAAELOGS

O1 o cvvniopéves avemBOUNTES EVEPYELES TOV AVOPEPOVTOL GE KAWVIKEG UEAETES TNG [ryAovoTdTng
glvar duappota, PeTe®PIoUOC, KOIMOKO GAyog, ammdAeia Bapovg ko Tpouoc (BA. mapdypapo 4.4). H o
cuvnOopévn coPapr| avemBountn avidpoorn mov £xetl avapepbel Katd t Bepaneia pe pryhovotdn
o€ KAMvikég peléteg etvan ) meppepikn vevponddeta (PA. mapdypopo 4.4).

e 11 Khvikég peréteg o dlapopetikég evdeitelc 247 acbeveic Edafav Oepomeia pe miglustat,, oe
00celg and 50-200 mg (Tpelg popés T pépa) Yo pio péon ddpketa 2,1 €. Amod avtovg TOoVg
acOeveic, o1 132 giyav voco tov Gaucher tomov 1 kot 40 giyav voco Niemann-Pick tomov C. Ot
avemBOUNTEG EVEPYELEC NTAV YEVIKE NG £MG HETPLAG GOPapOTNTOG KOl ELPavicOnkay e TopouoLa
oLYVOTNTA EVTOG TOV EVOEIEEMV KOl TV SOCELS IOV doKiudcOnKay.

KatdAoyoc ovemQOUnNTmV EVEPYEIDV GE LOPON TLVOKO,

AvemBOunteg evépyeteg, amd KAMVIKEG LEAETEG Kot avBopuntn avapopd mov gppavicOnkav og >1% twv
acfevav, mapotifeviol 6Tov KOTMTEP® Tivaka, TaEVOUNUEVES KOTO KOTYOPio, GUGTHUATOS OPYAV®mY
Kot ouyvoTnTa (ToAd cuyvéc: > 1/10, ouyvéc: > 1/100 émg < 1/10, oyt ocvyvég: > 1/1.000 £mg < 1/100,
onavieg: > 1/10.000 ¢wg < 1/1.000, moid ondvieg: < 1/10.000). Evtog kdbe katnyopiag cuyvotnrtag
EUPavioNg, ol avemBvunteg evépyeteg mapatifevtar katd eBivo—ca celpd cofapotntoc.

Mivaxag 2. - Katahoyog avemBOpntov Evepyel®v 6€ popoen mivaxka

| Katnyopia/ opyaviko | XvuyvotnTo | Avem@ountn Evépyara




oVoTNUO

AloTapoy£C TOV OOTOMTIKOD | XuyVvEG ®popponevia
KOl TOL AELLPIKOV GLUGTNLLOTOG
Awtopayéc Tov petaforiopod | TTodd cuyvég AndAelo, cOUATIKOD BAPOVG, LEIOUEVT
kot tng Opéyng s opedn
Yoylatpucés datapoyés Xuyvég KotabAiwym, abmvia, petopévn
YEVVETNGLOL 0PN
Alotapoy€c Tov VELPKOD [ToAd cuyvég Tpdpog
GLOTNUOTOG
Xuyvég [epupepixn vevponabeta, atasia,

apvnoia, mapacOnoio, vroicincia,
Kkepaiolyio, (AN

Awzopayéc Tov yaotpeviepukol | TTodd cuyvég Augppota, UETEMPIoUOS, KOIMOKO GAYOog
Xuyvég Noavtia, £1eTOg, KooK

dldrtacm/dvoceopia, SuokotmdTNTa,
dvomeyia

AlTOpayEG TOL LVOCKEAETIKOD | ZUYVEC Mvikoi 6macpoi, poikn advvapio

GUGTHLLOTOG KOl TOV GUVOETIKOV

1GTOV

Ievikég Srotapayéc Kot Suyvég Konwon, e&acbévion, piyn kot aicOnuoa

KOTOOTAGELG TNG 000V Kokovyiog

xopfiynong

IMopoaxiwvikéc eEetdoelg Zoyvég AoKiplacieg ay@ylOTNTOG VEOPOL UN|
(UGLOAOYIKEC,

Ieprypaen emdeypévav avembounTmv EVEPYEIHOV

210 55% tv acbevov, avapépdnke anmdAclo couatikod Bapove. H peyaddtepn cuyvotta eupaviong
mapaTnpNOnke avapeso otovg 6 Kot 6Tovg 12 pnveg.

H piyhovotdtm €xel peretndei og gvdeifelg 0TOL GLYKEKPIUEVE GUUPAUATO TTOL AVAPEPONKOY MF
aVETBOUNTEG EVEPYELEC, OTIMS VEVPOAOYIKA KOl VEDPOYLYOLOYIK( GUUTTOUOTO/OTUEIN, YVOOTIKN
dvoiettovpyia Kot Opopfokvttaponevia Bo propovcay eniong vo oQeilovTol GTIC VITOKEILEVEG
KOTOGTAGELS.

Avooopd mhovoroyobUeEVeV aVETIOVUNTOV EVEPYELDV

H avagopd mhoavoroyoduevmv avemdiuntov evepyeidv PETO amd TN YopnyNon GdElg KUKAOQOpPiag
TOV QUPUOKELTIKOD TPOIOVTOG Eivan onpavtikn. Exttpénet t cuveyn mapoakolobOnen e oxéong
0PEAOVG-KIVOVVOL TOV PUPUOKEVTIKOD TPOIOVTOC. Znteital and Tovg ExayyeALATIES VYELNG VO
aVaPEPOVY OTTOIEGONTOTE TOOVOAOYODUEVES OVETLOVUNTEG EVEPYELEG LEGH TOL EOVIKOD GLGTNOTOG
avapopdg Tov avaypdeeton oto [Hopdpmua V.

4.9 Ymnepoooolroyia

2LVUTTOUOTO

Agv &povv eEaxpiPmbel o&éa cupntdpota vepdocoroyiag. H prylovetdrn xel yopnynbei og 66celg
¢ ka1 3000 mg/Mmuépa €ng kat €&l uivec oe HIV-Oetikodg acbeveic kotd ) didpkelo KAVIKGOV
doKIUMV. XTa avemBounta cuufapato Tov TapatnpninKey TepAauBavovTay 1 KOKKIOKUTTOPOTEVIa,
n LaAn kou | TtopacOncio. Exiong, £xovv mapatnpnbdei Asvkomevio Kot 0VIETEPOTEVIR GE TAPOUOLL
ouado acevav mov eAdpupavay 800 mg/muépa 1 vynAdTEPT HOOT).

Awayeipion

Ye mepintmon vTeEPO0COA0YING GLUVIGTATAL YEVIKN 1TPIKT GPOVTIOA.


http://www.ema.europa.eu/docs/en_GB/document_library/Template_or_form/2013/03/WC500139752.doc

5.  ®APMAKOAOI'IKEX IAIOTHTEX
51 ®@oppokodvvVopIKEG 1O10TTES

Dappokobepamentikn opddo: AAAa GapLoko TG TEXTIKNG 0000 KOt TOL LETAROAMGLOD, Sdpopa
TpoidvTa TENTIKNG 000V Kot petaforiopon. Kodikdc ATC: A16AX06

KAwikn omoteeoHOTIKOTITO KOL 0CQAAELQ,

Tomov 1 vooog tov Gaucher

H voco¢ tov Gaucher eivar pia kAnpovopuikn petafoiikn dtatapayr] TPOKOAOVUEVT OO Lo
OVIKOVOTNTO OAGTACTG TOV YAVKOGUAIOKEPOULSION pE AmOoTEAEGHA TNV AT0OKELGT), AVTOV TOL VALKOD,
0T0 AVGOCOUOTO Kot TNV TpdkAnoT ektetapévng taboroyiag. H piylovotdtn eivan évag avaotoréag
Mg ovvBdong ToL YAvkoGVAloKEPALSTioV, Tov evihLov Tov EVBVVETAL Y10 TO TPMOTO GTASI0 GVVOESTG
TOV TEPLGGOTEP®V YAVKOMTIWV. [n vitro 1 cuvBetdon Tov YAVKOGLAOKEPAUSIOL avacTEALETOL OO
TN WYAovoTatn He cuYKEVTpOT Nuicelag avaoTodtikng 1oyvog (ICso) 20-37 uM. EmmpocBétmc, £xet
amodelyDel TEWPAUATIKA i1 Vitro aVOCTOATIKT dPAGT) KOTA TNG LT AVGOGM KNG
yAvkoovAlokepopddons. H avaostaitikn dpdon otn cvuvBetdon tov yYAvkocvitokepapdiov amoterel To
a1TIoA0Y1KO NG Bepameiog peimong vrooTp®uatog 6t voco tov Gaucher.

H mdotikn doxpn tng pryAovotdng tpoypotomomnke o€ acbeveig mov dev pmopovoav 1 dev berav
va Aapovv Bepameio OYE. Ztovg Adyoug un Aqyng g OYE nepihapfavovtay n emapuven amod Tig
EVOOPAEPLEG EYYVGELS Kal 01 OVGKOMES 6T PAEPIKN TPOSPacT. Xe avTniv TN U GuykpLtikn 12-unvn
LEAETY), GUUUETED OV €100 OKTO acBeveic pe TOmov 1 voso tov Gaucher fmiag Emg pétprog
cofapotntag, kot 22 acbeveic olokAnpmoay T peAétr. Xtovg 12 unvec, vanpée péon peiowon tov
6yKoL Tov fatog katd 12,1% kon péon peiowon tov 6ykov Tov omAnvog kotd 19,0%. [Mapatnpnonke
pio péomn avénomn g cuyKEVTpOONG apoceopivng katd 0,26 g/dl kot pia péon avénon tov aplfpov
1OV apometoMov katd 8,29 x 10%/1. Tt cuvéyeia, dekaoktd acbeveic cuvéyioay va Aapupdvoouy
ULYAOVGTATN GTO TAAUGLO EVOG TTPOOLPETIKOD TPOTOKOAAOVL TapaTeTaUéVNG Oepamneiag. A&toAoynonke To
KAMVIKO 6perog 6Tovg 24 kot atoug 36 unvec o 13 acbeveic. Metd and 3 £t cuveyovg Bepameiag pe
WYAOVGTATY, 1] LEOT] HE®MGT TOV OYKOV TOL NTATOG Kot TOL otANvog o 17,5% ko 29,6% avtictorya.
H péon avénon tov aptdpod tov aponetariov Arav 22,2 x 10%/1 kot 1 péon avénomn g GLYKEVIPOONG
apoceapivng rav 0,95 g/dl.

Ye o 3e0TEPT) AVOIKTH, EAEYXOHEV HEAETN TLYanoTOMONKaY 36 aoBevelg mov eiyav AaPet OYE eni

2 €11 TOVAdYLIeTOV, GE TPELS OpGoeg Depameiag: cuvEyion Ue YWIYAOVKEPAOT], UIYAOVKEPAON OE
oLvOLOCHO UE pylovotatn N petdtaén ot uryAovotdrn. H pedétn avt npaypoatoromOnke Kotd
dtdpketa piog 6—pUnvng meptddov TuYUOTOMUEVNS GVYKPLoT G akoAovBovpevng and 18- unvn mapdtocn,
6mov 6A01 ot acBeveic ElaPav prylovotdt mg povobepameio. LTovg 6 TPMTOVE UAVES GTOVG 0.e0eVElg
7OV HETATAYONKAY 6T WYAOLGTATY, 0 OYKOG TOV HITOTOG KO TOV CTATVOC Kol TO EMITESQ
aoc@apivng mapépevay apeTapAnta. Xe pepkovg acheveic vnpéov HeW®OELS TV aplBpoDd TV
OLLOTETAAIV KOl AWENGELS TNG SPACTIKOTNTAG TNG (LITOTPLOGIOACTG, YEYOVOG TTOL VIOOEIKVOEL OTL M)
povoBepameio pe pryAovotdtn evogyetatl va unv dtatnpel tov id1o EAeyyo evepydTTag TG VOGOL GE
O6Aovg Tovg acbevels. 29 acbeveig cuvéyioay oty mePiodo TapdTaoTG. X CUYKPION LE TIG LETPNOELS
oToVG 6 PUNveg, 0 Eleyyog e aoBévetlag NTav apetdPfintoc éneita amd 18 kot 24 pnveg povobepameiog
ue wrydovotatn (20 kot 6 acBeveic, avtiotoya). Kavévag acbevic dev mapovcioce tayeio emdeivoon
g tomov 1 vosov tov Gaucher énerta amd ) petdtaln oe povobepomeio pe pryhovotdn.

2T1C ovTEP® 00O PEAETEC, YopT YN ONKe GuVOALKT 660m 300 Mg UYyAOVGTATN NUEPNGIMG G TPELS
eMUEPOVE 000eLS. AteEnyon wia Tpdobetn pehétn povobepaneiog o 18 acbeveig pe cuvolikn doo ion
pe 150 mg nuepnoiog Kot To amoteAéopata Seiyvouy LEIWHUEVT] UTOTEAECUATIKOTNTO GE GUYKPLION UE
pio cuvolikn 66om twv 300 mg nuepnoing.

Y& pio avolKTG ETIKETOG, U1 CLYKPLTIKN 2 €T peAétn cvppeteiyay 42 acbeveic pe tomov 1 voco tov
Gaucher, ot omoiot iyov AdPet OYE eni 3 £ TovAdyioToV Kol IkKevomoloho oy o, Kpitiplo. otafepng
vooov Yia 2 £t TovAdyiotov. Ot acbeveig siyov petatedei oe povobepomeio ue prylovotdrn 100 mg



TPEIS Popéc NuepNGimg. O dyKog Tov NTATOG (KVPLOL LETOPANTY| ATOTEAECUATIKOTITOG) TOUPEUELVE
apeTAPANTOC amd TV Evapén wéxpt ™ ANEn g Bepamreiag. 'E&L acbeveic diékoyav Tpdmpa T Bepameio
He pryAovotdtn yio Adyoug mbavig emideivmong tng vosov, 0nwg opiletal otn peAétr. Agkatpeig
acBeveic diékoyay tn Oepameio Aoy avemBountov copPapatog. Mikpég HEGEC LEIDOELS TNG
apos@atpivng [-0,95 g/dl (95% CI: —1,38, —0,53)] kat tov apdpod twv aponetodmv [-44,1 x 10%/1
(95% CI: 57,6, -30,7)] mapoatnpnnkay avapeca otnv évapén kot t ANéEn g Bepaneiog. Eikoot évag
acBeveic olokdnpwoay tnv 24-unvn Bepaneia pe prylovotdtr. Amd avtodg Tovg acheveic, ot

18 Bpiokovtav Katd v évapln eviog Tmv kabiepopévoy BepamevTIK®V GTOYOV O TPOG TOV OYKO TOV
NTATOG KOl TOV GTANVOG, TV EMUTEOMV AHOGPALPIVIG KOt TOV aplBud TV OUOTETOM®Y, EVHD

16 acBeveic mapépevay viog OAMV ATV TV BEpUTELTIK®Y 6ToOY®V Katd To M1jva 24.

ExdnAdoelg g tomov 1 vdoov tov Gaucher ota 0otd agloroyndnkay oe 3 avorytég KAVIKES LEAETES
o€ aoBeveig vid Bepomeia pe prylovotat 100 mg tpelg popég nuepncing yio dtdotnua £0g 2 xpovia
(n=72). A6 TV 08po1oTIKY 0vAAVGT] U EAEYXOUEVOV JEGOUEVAV, O TILEG Z-SCOTE TG OGTIKNG
TUKVOTNTOG GTNV 0CQULIKY Hoipa TG GTOVOLMKNG GTHANG Kot 61N dtdpuon pnpaiov avénonkay
neplocdTepo amd 0,1 povades amd v apyikn Tywn og 27 (57%) ko 28 (65%) tov acbevav pe
SLOUNKELG LETPNOELG TNG OOTIKNG TUKVOTNTAG. Agv LIAPEAY TEPIOTOTIKG OCGTIKNG KPiong,
0GTEOVEKPMOT|G 1] KATAYLOTOG Katd Tn didpkela tng Oepameiog.

Nooog Niemann-Pick tomov C

H vococ Niemann-Pick tomov C givon pio moAd omdvia, otofepd eEeMocopevn Kot TeEAKAE Bavatnedpa
VEVPOEKPVAIOTIKT dlotapary1], TOL YopoKTnPpiletal omd dlaTapoyuévn EVOoKLTIUPLO SLOKIVNoT TOV
Mmdimv. Ot vevpoloyikég EKONADGELG BEPObVTAL HELTEPEVOVTEG TNG UN-PVGLOAOYIKNG GUGCOPEVCNG
YAVKOGOLYYOMTOI®OV GTO VEVPOVIKE Kol TOL VEDPOYAOLOKA KOTTOPA.

Ta 5edopéVa TOV TEKUNPLOVOLY TNV AGPAAELD KO TNV OTOTEAEGLOTIKOTITO, TOV UIYAOVOTATNG GTN VOGO
Niemann-Pick tomov C mpoékvyay amd pie TpooTTIKY KAVIKT LEAETT OVOLKTHG ETICTLLOVOTG KOL OO
pio avadpopikn emokomion. H kivikn pedétn coumepiélafe 29 evikeg Kot veapovg acbeveis oe pua
12unvn eleyyduevn mepiodo, akorovbovpevn and mapdtoact Bepameiag e GLVOAIKN SLPKELN KOTA
Héco 6po 3,9 £t ko €m¢ 5,6 £n. Emmpocbétmg 12 maudiotpikoi acbeveic evrdydniay ce pio pn-
eleyyoUeVN VTO-UEAETT LE GLVOALKN ddpkela Katd péco 6po 3,1 étn kot £wg 4,4 £tn. Metatd tov

41 aocBevav mov evtdyOniav otnv pnerétn, ot 14 acbeveig éhafav Oepaneia pe pryhovotdTng yio
neplocodTepa amd 3 ypovia. H emokdnmnon neprelauPave mepiotatikd 66 acbevav mov giyav Aapet
Oepamneio pe pryAovotdtng KTOg KAMVIKNG LEAETNG Yo péon ddpkewa 1,5 £tn. Ko o1 5o opddeg
dedouEV@V TTEPIEAGUPAVOY TULOTPIKOVG, EQTIPOVG Ko eviilikeg acbevelg pe éva e0pog NAKIOV amd

1 éw¢ 43 ém. H cuvnng 600m tov puyhovotdtng yio tovg eviiikeg acbeveic frav 200 mg tpeic @opec
NUEPNGIMS Kol TPOCUPUOGTNKE [LE BACT) TV EMPAVELN COUATOG GTOVG TOISLUTPIKOVG aeOevels.

YUVOAIKA To dedopéva £de1Eav OTL 1) Depameia pe LyAovoTdTNG UTOPEL VO LELDGEL TNV TPOOSO TOV
KAVIKG GMUOVTIK®Y VEDPOAOYIKOV GUUTTOUATOV 6 0o0eveig pue voso Niemann-Pick tomov C.

To 6pehog g Bepanciog e miglustat yio TG vELpOAOYIKESG EKONAMGELS 6 acBevelg Le vOGo
Niemann-Pick tomov C npénet va a&lohoyeital Taktikd, w.y. kKabe 6 unves. H cuvéyion g Oepamneiog
Oo Tpémel va emavekTindTon PeTd omd Tovhayiotov 1 étog Bepaneiog pe miglustat, (BA.tapdypago 4.4).

5.2 @oppokoKiviTiKES WOLOTNTES

Ot QOpHOKOKIVNTIKEG TAPAUETPOL TNG HryAovoTdtng agloloynOnkay o€ vy ATopa, 68 LIKPO aplBpud
acfevav pe Tomov 1 voco tov Gaucher, voco Fabry, acOeveic poivouévoug pue HIV, kot o eviiikec,
epnPoug kat madid pe véoo Niemann-Pick tomov C 1 voco tov Gaucher tonov 3.

H xwvntin g piyAovotdng mopovstdleTol YPOUUIKTY ©¢ TPOog T1 00T KOl P ¥POVOEEAPTOUEVT. ZTA
VYW dropa 1 yAOVoTATY AmopPOoPaTaL TOYEWS. O1 LEYIOTES CLUYKEVIPADGELS GTO TAAGLOL
emLTLYYdvovTol o€ 2 MPeG TEPimov petd amd  doon. Asv €xel kabopiotei 1 amdAvT Prodabeoiudnra.
H tavtoypovn xopnynon tpoeng LetdveL To TosooTO amoppoPnongs (To Cmax HeW®ONKE KoTd 36% Kot T0
tmax KOOLGTEPTGE KOTA 2 DPEG), UALA OEV £YEL GTATIOTIKOG CNUAVTIKEG EMOPACEIC 6TO Paduo



aroppdenong g wyrovotdrng (n AUC peiddnke xotd 14%).

O poavopevog 0YKog Katavoung tng uiyAovotdng ivan 83 1. H pryAovotdrn de decpeveton Pe Tig
TPOTEIVEG TOV TAAGHOTOG. H HyAovoTdTn amopakpOvETOL KUPImG LLE VEPPIKT] OTEKKPLOT, LE TNV OO
T 0VPA OVAKTOUEVT AvaALOlMTN dpacTikh ovsia va anotekel To 70-80% tng 66ong. H pavopevn
an6 otopatog kdBapon (CL/F) givon 230 £ 39 ml/Aento. O pécog ypovog nuicetag {ong etvor 6-

7 opec.

Metd ) yopiynon eedmas 36ong 100 mg “C-prylovotdng oe vyteic eBelovtée, 83% g
padievépyelag avoaktninke ata ovpa kot 12% ota kémpova. Apketol petafoiriteg evromioTnKayv oo
ovpa Kot To KOmpoava. O eVPIGKOUEVOS GE PUEYOAVTEPT) TOGOTNTA LETAPOAITNG 6TAL 0Vpa TAV TO
YAvKovpovidilo g pryAovotdng mov amoterel o 5% g d6ong. O T1eAKdg xpovog nulmns e
padievépyelag oto TAdopa nTav 150 h vrodnidvovtog TV Tapovcio VOGN TEPIGGOTEP®V HETOPOAMTOV
ue ToA0 peyddo ypovo nulong. O petafoiritng oto omoio amodideTol avtod dev EXEl TPOGOIOPIOTEL,
OUMG AVTAOC PTOPEl VO GLGCMPEVETAL KOL VO PTAVEL GE GVYKEVIPAOGELS TOL VILEPPAIVOLY AVTES TNG
oTafepomoméVNG KATAGTOOTG TG UIYAOLOTATNG.

H poppoakokivntiki g pryAovotdng eivor Tapopola o eviaikes aofeveic e voco tov Gaucher
tomov 1 xou og acBeveic pe vooo Niemann-Pick tomov C cuykptvopevn He auTh TV VYOV ATOU®V.

Iowdrazpucdc TAnOvoude

DdappokokivnTikd dedopéva EAeOncoy amd Tadlatpikovg acheveic pe voco tov Gaucher tomov

3 nhiag 3 €oc 15 etdv kot amd acbeveig pe voso Niemann-Pick tomov C nlikiag 5-16 etav.
Aocoloyia og Toudid 200 mg TPELS POPEG NUEPN OIS TPOSAPUOGUEVT] LE PACT] TNV EMLPAVELL GOUATOG
emépepe TIHEG Cmax Kot AUC, Tov N1 mtepimov SimAdoieg ovtdv tov emttevydnkay petd and 100 mg
TPEIC POPEC NUeEPNCimg oe aobeveic pe Tomov 1 voco tov Gaucher, yeyovog TOL GLUEMVEL e TV
YPOULIKT G TTPOG TN 000T POpUAKOKIVITIKY TNg miglustat. Xe otafgpomotnpuévn KaTaoTao, N
GLYKEVTPMON TNG IMYAOLGTATNG GTO £YKEQUAOVAOTINIO VYPO 6 acBevdv pe voco tov Gaucher tHmov

3 Ntav 31,4-67,2% g GuYKEVTIPMOGTG TOV TAAGLLOTOC.

[lepropiopéva dedopéva, oe acbeveig pe T voco Tov Fabry kot pe dtatapoyr| veppikng Asttovpylog
édetéav ot CL/F pewwvetan pe tn peimon g veppikng Aettovpyiog. Evd o apiBudc tov atopmv pe
VEQPIKT] SUGAEITOVPYiO N0 KO LETPLOG GOPOPOTNTAC HTAV TOAD HIKPOC, TO SESOUEVE VTTOSEIKVOOLY
pia kotd mpooéyylon peiwon tov CL/F g tdéng tov 40% kot tov 60% avtictotya, otnv R Kot
pétprog coPfapotntag veppiki ovcAettovpyia (PA. mapdypoaeo 4.2). Ta dedopéva ot cofapn vePpikn
duciettovpyio mepropilovtar o€ 600 acbeveig pe kabapon kpeatvivng petaly 18 — 29 ml/min kot dgv
umopotv va. €ayfovv cuUTEPAGUATO KAT® ard ovTd T0 g0p0og. To dedopéva ovTd VITOINAGVOLY pio
peiwomn g CL/F xatd 70% tovidyiotov o acbeveic e coPapr| veppikn ducieitovpyio.

Me Bdon to e0po¢ TV dabécumv dedopévav, o onueltminke kapio onuavtikn oxéon 1 téon ueta&d
TOV POPHOKOKIVITIKOV TOPAUETPOV TNG IMYAOVGTATNG KOL TOV SNUOYPAPIK®Y HETOPANTOV (NAKia,
Oelktng copatikng palag, yévog | GUAN).

Agv vapyovv drabéoipa pappakokvnTikd dedouéva og acheveic e nratikn SuoAettovpyia, | GTOVGS
nAkiopévovug (> 70 et@v).

5.3 IIpoxivikd dgdopéva. Yo TNV doQAAELN

O1 KVpleG EMOPACELS, KOWVEC G€ OAN TA £10T], NTOV ATDAELD COUATIKOD BAPOVGS Kot dLdppoto Ko, GE
VYNAOTEPES 0OGELS, PAGPES TOV YaoTpevTEPKoD PAevvoydvov (Srappmacelc kat eEElkmon). Emumiéov
emdpdoeic mov mapoatnpninkay oe {da og 600G TOL 00N YOV o€ emineda £kBeong Tapdola 1) HETPI®S
VYNAOTEPO 0O TO KAVIKO eTimedo €xBeong, Tav o1 NG: aALUYEG OTO AELLPOELDT OPYOVE OA®V TV
€100V 1oL e€eTATTNKAY, OALAYEC OTIC TPOVOUUIVAGES, GYNUATICUOG KEVOTOTI®OV 6To Bupgogldn Kot To
TAYKPEUC, KOTAPPAKTNG, VEQEPOTAOELD Kot SLoTapayEC TOV HVOKAPSiov 6Tovg emipng. To svpruato avtd
BewpnOnkav devtepoyev g atoviag.
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H yopriiynon g urylovotdng o appeveg kot OnAelg emipng Sprague-Dawley péom and otoUaTOg
oltiong dw kobepa yia 2 xpovia e enimeda 66ong 30, 60 kot 180 mg/kg Mmuépa giye mg amotérecua
pio auénuévn cuyvoTNTO ELPAVIONG VTEPTANCTNG TOV SIGUEC®V KVTTAP®V TV OpYe®@V (KOTTOPA
Leydig) kot adevopdtoy 6Tou ApPEVES EMIHVG GE OAM TO EMITEIN HOCEMV. XTT GUVICTMUEVT 00CT GE
avBpdTOLE, 1| CLOTNUATIKY £KOEGT OTI YAUNAOTEPT SOGT NTOV YOAUNAOTEPT 1] GUYKPIGIUN LE OLTY| TOV
napatnpninke otovg avBpamovs (Bacel tng AUCO-x). To eninedo cto omoio dev mapatnpeiton Kopio
enidpacn (NOEL) dev tekumpiddnke kot n dpdon dgv ftav docoesaptapevn. Aev vmipye avénon
oxeTlOUEVN LE TO PAPLOKO GTT) GLYVOTNTO EUPAVIGTG OYKOL GTOVG Gppeves 1| ONAelg emipvg o€
0mo10dNTTOTE GALO Opyavo. MnyavioTkég LEAETES AMOKAALY OV EVOV UNYOVICUO E01KO Y10 TOVG EMIUVEG,
0 omoiog Bempeitar Tt el LIKPT GNUAGIO Y10 TOVG AVOPDITOVG,.

H yopniynon g prylovotdng oe dppeveg kot Onielg pog CD1 péom and otopatog gitiong ol
kafetnpa og emineda doong 210, 420 ko 840/500 mg/kg Muépa (neimon g dOoNE PETA amd GO
APOVO) Y1 2 ¥pOVIN ElYE OC OTOTELESUA [iot AVENLEVT] GUYVOTNTA ELPAVIOTIG PAEYHLOVOIDV KOl
VREPTAAGTIKOV PAOPDOV 6T0 TTad £viepo Kot TV dVo PUA®V. Baoegtl tov mg/kg/muépa kot tov
Sopldoemv MG TPOG TLG SLAPOPES TG d10L TV KOTPAVAOV AEKKPIGNG, Ol OGELS avTIoTOtYovoay € 8, 16
kot 33/19 @opég v vyNAdTEPN cLVIGTOUEVT dOGN o€ avBpdTovg (200 mg Tpelg POpES NUEPNGIMG).
[leprotaciokd mopatnpnONKay KopKIVOULTE GTO oYL £VIEPO G€ OAES TIG OOGELS LE [0l OCTOTIGTIKA
onupavtikn avénon otnv opdda vynAng doong. H onpacio avtdv tov suvpnudtov ce avBpdrovg dev
umopel va amokAglotel. Aev vrnpye Kopio avénon oxeTilOUEVN LE TO PAPUAKO GTH GUYVOTNTO
EUPAVIONG OYKOL € 0TolodMTOoTE AL OpYavO.

H piylovotdtm dev €d€1&e 0mo100MTTOTE EVOEYOUEVO LETOAAAELOYOVDV T} KAOGTOYOV®Y OPUCEMV GTN|
Baoctkn cvuoeTtoyic SOKLUAGLDY YOVISI0TOEIKOTNTAG,

Meléteg ToEIKOTNTOG ETOVALAUPAVOUEVOV dOCEMV GE EMIPVEG KATEIEIEAY EKPVALCT] KOl 0TPOPiaL
OTEPUATOPOPOV GOANVAPIOV. AALEC LEAETEG amekGAVY OV UETABOAEG GTIC TOPAUETPOVE CTEPIOATOS
(oLYKEVTPOON GTEPUOTOC, KIVITIKOTNTO, KOl LOPPOAOYIO) TOL GLUP®VOVCAY LE pia Tapatnpndsioa
peimon g yovipdtntag. Avtég ol emdpAacel; cuVEPNGAY G eMINeEdO OGEMV TPOCAPUOGHUEVH MG TPOG
TNV EMPAVELD COUATOG TUPOUOL0, LE EKEIVA TV ac0evdv, aAld £de1i&av avaotpeyotnto. H
pyAovotdn peimoe v exiimon Tov uPphov oTovg EMIUVEG Kul TOLE KovikAove. AvapépOnke
TOPOTETAUEVOG TOKETOC, ALENONKAV O1 HETEUPLTEVTIKES OTMAELEG KOl TOpATNPHONKE avEnuévn
CLYVOTNTA AYYELKMV OVOUAADV GTOVS KOVIKAOVS. AVTEG Ol EMOPACELG EVOEYETOL VO GYeTIOVTOL KOTA
éva u€Pog Ue v unTpikn toéikdTnTa.

Ye perémn ddpkelog 1 €rovg, mapatnprnkav aAlayéc otn yolovyio oe Onivkoig emipve. O
UNYOVIoUOG TG EMOpACTC QLTAG Eival AyvmGTOC.

6. OPAPMAKEYTIKEX IAHPO®OPIEX

6.1 Kaotaroyog ekdoymv

Iepreydueva Kayokiov

Apvio kapPosopebviiwpévo vatpiovyo (Tomog A)
[ToPeovn (K30)
Moyviiolo oTeaTiKd

Kéhvpoc kawokiov

Zehativn
Awo&eidio Tov trtaviov (E171)

6.2 AocvppoarétnTeg

Agv gepappdletor.
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6.3 Awdpkera ong

3 xpoVia.

6.4 Idowitepeg Tpo@uvAdEels KaTa T GULAEN TOV TPOTOVTOG

To pappakevtikd avtd Tpoidv dev anartel Waitepes cLVONKEG PUANENG
6.5 @von Kol GLOTATIKA TOV TEPLEKTT

Blister moAvapidiov/adovpvion/PVC/akovpviov mepiéyet 7 (d1dtpnteg Kuyéleg povadwy d6ong) n 7
(Un duaTpNTEG KVYEAES) KO AKLAL.

Yvokevacio 84 ckAnpd koyokiov ce pn ddTpnTEG KOYELES
Yvokevaocio 84x1 okAnpd koyokiov e dSATpNTEG KOYEAES LOVAd®Y OAGTG.

Mmnopet va, unv KuKAOQOpoLV OAEG Ol CUGKEVAGIEC.

6.6 Iowitepeg TPoPLAGEELS amOPPIYNG

Kd&Be aypnoonointo gopuokevtikd mpoidv 1 VIOAELO TPEMEL VAL ATOPPITTETOL GOUPDVOL LIE TIG
KOTO TOTOVC 10 VOVGEG OYETIKEG OLUTAEELS.

7. KATOXOX THX AAEIAYX KYKAO®OPIAX

Gen.Orph

185 Bureaux de la Colline

92213 Saint Cloud Cedex

ToAAia

8. APIGMOZX(OI) AAEIAX KYKAO®OPIAX

EU/1/17/1232/001

EU/1/17/1232/002

9. HMEPOMHNIA MNPQTHX EI'KPIZHX / ANANEQXHY THX AAEIAX
Hpepopnvia mpdtng £ykpiong: 10 Noepfpiov 2017

Hpepounvia tekevtaiog avavémong: 19 XentepPpiov 2022

10. HMEPOMHNIA ANAGEQPHXHX TOY KEIMENOY

Aentouepeic TANPOPOPIES Yio TO TOPOV PUPOKEVTIKO TPOIOV gival d1abéciueg otov dikTvakd TOTO
tov Evponaikod Opyavicpod Goappdkwv: http://www.ema.europa.eu.
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ITAPAPTHMA 11

IMAPAXKEYAXTHX(EY) YILEYOYNOX(OI) I'TA THN
AIIOAEXMEYZXH TQN ITAPTIAQN

OPOI H IEPIOPIZEMOI XXETIKA ME TH ATAGEXH KAI
TH XPHXH

AAAOI OPOI KAI AITAITHXEIX THX AAETAX
KYKAO®OPIAX

OPOI'H HEPIOPIXMOI XXETIKA ME THN AX®AAH KAI

ATIOTEAEXMATIKH XPHXH TOY ®PAPMAKEYTIKOY
MPOIONTOX
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A. HAPAXKEYAXTHX(EX) YIIEYOYNOX I'TA(OI) THN AIIOAEEMEYXH TQN
ITAPTIAQN

Ovopo kot d1e0Vven TOV TOPACKELAOTMOV TOV Eivail VEEVHVVOL Y10, TNV OTOOEGUEVCT TOV TOPTIOWV
Delpharm Reims

10 rue Colonel Charbonneaux

51100 Reims

ToAMa

Centre Lab
ZA Granderaie
23000 Guéret
ToAria

210 £VTUTIO PUALO 0ONYLDV YPNOTG TOV PAPULOKEVLTIKOD TPOIOVTOC TPETEL VO Oy pAQETOL TO OVOLLL
Kot 1 d1evBvvoT| ToL TAPACKELAGTH TTOL glval VIEHOVVOC YO TNV ATOOEGUEVGT] TG GYETIKNG TAPTIOAC.

B. OPOI H OI HIEPIOPIEMOI XXETIKA ME TH ATAGEXH KAI TH XPHXH

DdoppokevTiKd TPOioY Yo T0 0Toio amatteiTan TEPLOPIGUEVT oTptkT| cuvtayn (BA. Tapdpmmua I
[epiAnym tov Xapaktnpiotikdv tov [poidvtog, mapdypapoc 4.2.)

I AAAOI OPOI KAI ATTAITHZEIX THX AAEIAX KYKAO®OPIAX
. Ex0fcg1g Teprodkng mapaxorovdnong g acedireros (PSUR)

Ot amaitioelg yio v vrofoAr twv PSURS yio To ev Ady® @apuakevtikd poidv opiloviatl otov
KatdAoyo pe Tig nuepounvieg avapopds s Evoong (katdioyog EURD) mov mopatifeton otnv
napdypoeo 7, tov dpBpov 107y, tng odnyiag 2001/83/EK kot kdOe erakdiovdng emkaipomroinong
OTMG ONUOGIEVETAL TNV EVPMOTOIKT SIKTVOKT TOAT| Y10, TO, PAPUOKOL.

A.  OPOI'H HEPIOPIZEMOI ZXETIKA ME THN AX®AAH KAI AIIOTEAEXMATIKH
XPHZIH TOY ®APMAKEYTIKOY ITPOIONTOX

. Yyéo10 owayeipiong Kivovvov (XAK)

O Karoyog Adetag Kvkiogpopiag (KAK) Oa de€aydyet Tig amattodpeveg SpacTnploOTNTES Kot
TOPEUPACELS PUPUOKOETOYPVTVIOTG OTT(C TTapovotdlovtal 6to cuppmvniév ZAK nov mapovcidletor
otV evotnta 1.8.2 g ddelog KukAoQopiog Kot 0ToleGONTOTE EMAKOALOVOES EYKEKPIUEVEG
avafempnoeig tov TAK.

"Eva emcoporompévo XAK Oa mpénel va katotedei:

. Metd and attnpa tov Evponaikov opyavicpov @appakaov,

. Omotednnote Tpomomoteital To cVUOTNHA dayxelptong Kvohvov, E101KA MG ATOTELEG LA AYNG
VE®V TANPOQOPLDOV TOV UTOPOVV VO ETLPEPOVY CNUAVTIKT GAANYT) TN GYECT] 0PEAOVC-KIVOLVOL
1 ®G AMOTEAEGLLA TG EMITEVENG EVOG OMUAVTIKOD OPOGTLLOV ((PUPLOKOETOYPOTVION 1)
EAOYLOTOTOINGT KIVOUVOU).
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ITAPAPTHMA I1I

ENNIXHMANXH KAI ®YAAO OAHI'IQN XPHXHX
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A. EINIXHMANXH
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ENAEIZEIX IIOY IIPEIIEI NA ANAI'PA®ONTAI XTHN EZQTEPIKH XYXKEYAXIA

EEQTEPIKO KOYTI

| 1. ONOMAZXIA TOY ®PAPMAKEYTIKOY IPOIONTOX

Miglustat Gen.Orph 100 mg oxAnpd Koyl

UyAovotan

[2. XYNOEXIH XE APAXTIKH(EX) OYXIA(EX)

Kd&Be xonyducro mepiéyet 100 mg prylovotdng

3.  KATAAOI'OX EKAOXQN

| 4. OPAPMAKOTEXNIKH MOP®H KAI INTEPIEXOMENO

XKANpO Koy aKlo
84 oxInpd kaydKio
84x1 cKAnpd KoyaKio

[5. TPONOX KAI OAOX(OI) XOPHTHEHE

AwPaote T0 @OALO 03N YOV TPV OO TN XPTOT).
Ao otOUATOG Yp1IoN.

6. EIAIKH ITPOEIAOIIOIHXH XYM®QNA ME THN OIIOIA TO PAPMAKEYTIKO
IPOION IPEIEI NA ®YAAXIETAI XE OEXH THN OIIOIA AEN BAEIIOYN KAI
AEN ITPOXEITIZOYN TA ITAIAIA

Na puidoocetar o€ Béon v onoia o PAETOVY Kot dgv mpooeyyilovy Ta maldd.

| 7. AAAH(EY) EIAIKH(EY) ITPOEIAOITIOIHXH(EIY), EAN EINAI AITAPAITHTH(EY)

| 8. HMEPOMHNIA AHEHX

| 9. EIAIKEYX XYNOHKEYX OPYAAEHX

10. TAIAITEPEX TPO®YAAZEIX I'lA THN AIIOPPIYH TQN MH
XPHEIIMOIIOIHOENTOQN ®APMAKEYTIKON ITPOIONTQN 'H TQN
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| YHOAEIMMATON ITOY HPOEPXONTAI ATIO AYTA, E©OOXON AITAITEITAI

| 11. ONOMA KAI AIEYOYNXH KATOXOY THX AAEIAY KYKAO®OPIAX

Gen.Orph

185 Bureaux de la Colline
92213 Saint Cloud Cedex
ToAMa

[12.  APIOMOX(OI) AAEIAY. KYKAO®OPIAX

EU/1/17/1232/001
EU/1/17/1232/002

| 13. APIOMOX ITAPTIAAX

| 14. TENIKH KATATAZH I'lA TH ATAGEXH

| 15. OAHTIIEX XPHIHZ

‘ 16. IIAHPO®OPIEX XE BRAILLE

Miglustat Gen.Orph

17. MONAAIKOX ANATNQPIZTIKOX KQAIKOX — AIZAIAXTATOX TPAMMQTOX
KQAIKAX (2D)

A166146T0TOG YPOUR®TOS KDdKAS (2D) mov pépet Tov TepIAN@OEVTO LOVOSIKO aVayVOPIOTIKO KOOKO.

18. MONAAIKOX ANAI'NQPIXETIKOX KQAIKOX - AEAOMENA ANAI'NQXIMA AIIO
TON ANOPQIIO

PC
SN
NN
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EAAXIXETEX ENAEIZEIX I10Y IIPEIIEI NA ANAI'PA®ONTAI XTIX XYXKEYAXIEX
TYIIOY BLISTER 'H XTIX TAINIEX

BLISTER (pn owdtpntes koyéreg)
BLISTER (owatpntes KOWELEG povadmy 666mc)

| 1. ONOMAZIA TOY ®PAPMAKEYTIKOY IPOIONTOX

Miglustat Gen.Orph 100 mg oxAnpd Koyakio

pyAovotdn

| 2. ONOMA KATOXOY THX AAEIJAY. KYKAO®OPIAX

Gen.Orph (logo)

| 3. HMEPOMHNIA AHEHX

EXP

| 4. APIOMOX ITAPTIAAX

Lot

5. AAAA YTOIXEIA
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B. ®YAAO OAHI'TQN XPHXHX
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@viro oonYLOV ypiong: IIinpoopics Yo Tov ypriotn

Miglustat Gen.Orph 100 mg cxinpd koyaxio
pHyAovotan

Awpaote TPoGEKTIKG 0AOKANPO TO GVLAO 001 YIOV YPNGNS TTPLV APYICETE VO TAIPVETE AVTO TO

QPapROKo, O10TL TEPLAGUPAVEL GNUAVTIKES TANPOPOPLES Y10 GOG.

- DdvrdEte avtd TO EUALO 0N YDV Ypione. Towg ypelaotel va to dwfdocete Eava.

- Edv éyete mepartépm anopiec, poTNOTE TOV Y1ATPO 1) TOV POPUAKOTOLO GOG.

- H cvvtayn yi' autd to appoko yopnynonke omokAEIGTIKA Y10 60c. Agv TPETEL VO SDGETE TO
(QAprOKOo 6€ AAAOVG. Mmopel Vo Tovg TpokaAéael PAAPN, akdOUa Kot OTAV TO, GNUEID TNG
acBéveldc Toug etvon 101 pe ta d1Kd cag.

- Edv mapoatmpnoete kKamowo avemBOUNTN EVEPYELD, EVILEPDGTE TOV YIOTPO 1) TOV POPLOKOTOLO
c0G. AT 1oyvel Kot Yo, kKaBe mhovi avemBOUNTN EVEPYELN TOV OEV OVAPEPETUL GTO TTAPOV
@OALO oMYV Ypriong. BAEne mapdypago 4.

T egpréyel 1o Tapov GUAAO 0ONYLOV:

T eivon To Miglustat Gen.Orph kot o giva 1 yprion tov
T mpéner va yvopilete npv mapete 1o Miglustat Gen.Orph
[og va mapete to Miglustat Gen.Orph

[MBavég avemBounteg evépyeteg

[log va purdooete to Miglustat Gen.Orph

[epieydpeva tng cLoKELAGING Kot AOITEC TANPOPOPIES

AN ol S e

1. T eivan To Miglustat Gen.Orph ko wowa givar | ypfon Tov

To Miglustat Gen.Orph wepi€yel ™) dpAGTIKY OVGIO UIYAOVGTATN 1) OO0 AVIKEL OE Uio, Opudoa
Qopuakv mov ennpediovv Tov petafoiiond. Xpnoonoteitor yio m Bepancio dvo mobnoemv:

. To Miglustat Gen.Orph xpnowponoicitan yra T Ogpaneia Tng mog £og péTprog
oofapotnrtag Tns Tvmov 1 vocov Tov Gaucher og evijlikec.

2ty 1omov 1 vooo tov Gaucher, po ovsia mov Aéyetot YAUKOGLAMOKEPANIOO dEV AMOUAKPVOVETL OO
TOV 0PYOVIGUO GOC. EEKIVE VO GLCCOPEVETAUL GE OPIGUEVA KOTTOPO TOL OVOCOTOTIKOD GUGTILATOG
TOV 0PYOVICHOV. ATOTELEGHA AVTOV UTopEl va elval 1 S10YK®OOT TOV NIATOG KOl TOV GTANVOG, Ol
petaforég oto aipa Kot 1 VOGS TV 00TMV.

H ocuvnng Bepaneia g tHmov 1 vdésov tov Gaucher eivar 1 Oepamneio vrokotdotacng eviopmy. To
Miglustat Gen.Orph ypnowonoteiton povov otav n Oepaneio vrokataotaons evibwy dev gvdgikvutat.

. To Miglustat Gen.Orph ypnoiponoreitm emxiong yio ™ Ogpancio TOV EKPLVMGTIKAOV
VELPOLOYIKAV CVOUTTONATOV TN Voo Niemann-Pick tonmov C 6¢ gvijhikeg kon 6€ TanoLd.

Edv éxete vooo Niemann-Pick tonov C, Mnidia 0nmg ta yAvkoseryyolnidio cuocmpedovtol oTa
KOTTOPO TOL EYKEPAAOV GOC. AVTO UTOPEL VO ETIPEPEL SLUTAPAYES GTIG VEVPOLOYIKEG AELITOVPYIEC,

OM®S apyn Kivnon Tov 0QOoAL®Y, 160pPOTia, KOTATOCT KOl LV, KaBdS Kot 6TacpHovS.

To Migustat Gen.Oprh dpa avactéAAovtag To EVEDUO «GVVOETACT) TOV YAVKOGUALOKEPALLOTIOV TOV
glvar veHvvo Yo TO TPDOTO GTAdLO TG GVVOECTG TOV TEPIGGOTEPMY YAVKOGOLYYOATIOIMV.

2. Tvpéner va yvopilete npwv wapete To Miglustat Gen.Orph
Mnyv népete To Miglustat Gen.Orph

- o€ MEPIMTOOTN GAAEPYING OTN UIYAOVOTATN 1) GE OTOLOONTOTE AAAO OTO TO. GLGTAUTIKG AVTOD TOL
QOPUAKOV (OVOPEPOVTOL TNV TTAPAYPAPO 6).
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IIpogidomou)celS Ko TPOPLAGEELS

AmevBuvbeite oTtov ylatpd 1 ToV QopproKonold cag tpotol tdpete To Miglustat Gen.Orph
- €6V TAGYETE AN VEQPIKN VOGO

- €dv TAGYETE AMO NTATIKY| VOGO

O ywatpog cag Ba eKTEAEGEL TOLG TAPAKATM EAEYYOVG TTPLY KO KOTA TN ddipketa TG Bepameiog pe
Miglustat Gen.Orph:

- e&étaon Tov vehpov ota dve Kol KAT® GKpo Gog

- pétpnon tov emmnedmv g Prrapivng Bia.

- TopoKoAovONoN TG avamTLéng, edv elote Taudi N} £pnPog pe voso Niemann-Pick tomov C
- TopoKoAoVON oM TOL PO TOV pUOTETOAI®Y

H aittoloyio avtodv tov eréyymv gival 6Tt kdmolol acheveic £x0VV TAPOVGIAGEL CLUTTOLOTO
CUVPUNYKIAGUOTOS) T LOVOIAGLOTOC OTO XEPLX Kol 6TO TOAL0, 1 Ui LEIDMGT) TOV GOUATIKOD Bapovg
evo ématpvay to Miglustat Gen.Orph. Ot éleyyot Oa BonBricovv to yraTpd cag va anoeacicel KaTd
OGOV TO GLUTTAOUATO AVTA 0OPEIAOVTOL OTNV 060EVELd GOg 1) o8 GALES LITAPYOLGES TABNGELS, 1
opeidovtal o€ avemBounteg evépyeleg Tov Miglustat Gen.Orph (Yo TepiocoTepeg AenTOUEPELEG, PA.

Tapdypoeo 4).

Edv &yete d1dppoia, o yrotpdc cog iowg cog {ntnoet va oAAAEETE TN STPOPN OO Vi Vo, LEWWOEL 1
TPOcANYT 6og o€ AakToln Kot véatdvOpakeg, 6mmwg N cakyopoln (Coyapn and {ayapoKAAaLo) 1| va
unv mépete to Miglustat Gen.Orph pali pe tpoen, 1 vo. LEIMGETE TPOCWPLVA TN dOCT GOG. €
OPIOUEVEC TTEPITTAOCELG O YIUTPOG UTOPEL VO GUVTAYOYPOUPTGEL OVTIOAPPOTKA QPAPLOKO OTIMG M
Aomepapion. [epimtdoelg vooov tov Crohn (pia pAeyYHOVOING VOGOG TOL ENNPedlEL TO £VIEPO) £YOVV
avapepbel og acbeveic pe vooo Niemann-Pick tomov C mwov éhafav Oepaneio pe Miglustat Gen.Orph.
Edév n dudppord cag dev avtomokpiBei oe autd ta péTpa, 1 oV EYETE OTOLOONTOTE AAAT KOIALOKN
eVOYANGT), GUUPOVAELTEITE TO YIATPO GOG. L€ TETOLN TEPITTMOT, O YITPOG GO LUTOPEL VO ATOPAGIGEL
va S1e€Ayel TEPALTEP® TOPAKAIVIKEG EEETAGELS Y10 VO TPOGOIOPIGEL OV VTLAPYEL GAAN artio, TV
CUUTTOUATOV GO,

Ot Gvdpeg acbeveic Tpémel va YpNoIUOTO0VV 0EIOTIoTEG LEBOSOVG AVTIGOAANYNC KOTA TN S10pKELN
Kot et 3 punveg petd amd v ohokAnpwon g Bepanciog pe Miglustat Gen.Orph.

Howord ko Epnpor
Mnv divete owtd 10 PappOKo og Todld Kot pnPovg (NAikiog kdto Tov 18 etmdv) pe tomov 1 vdco tov
Gaucher eng1d1] dev glvar yvowotd edv givar amoteAecaTIKO GE OVTH TN VOGO.

Ao @dppoxa kot Miglustat Gen.Orph
Evnuepdote tov y0tpd 1 10V GOpULOKOTOW0 oG £G4V TaipveTe, £XETE TPOCOUTA TAPEL 1| LTOPEL VOl
napete AAAL QapuaK.

Evnuepdote 10 yotpd cog €0V TOIpVETE PAPLLAKO TOV TEPLEYOVV LULYAOVKEPAOT), TA OTOLN
YPNOLOTOLOVVTAL OPIGHEVES POPES TavTOYpova [e To Miglustat Gen.Orph. Mmopet va peuwcovy v
nocotnTa ToL Miglustat Gen.Orph 6Tov 0pyavIGUO GOC.

Kinon, Onkaopoc ko yovipdtnra

Agv mpénet vo, mapete o Miglustat Gen.Orph gdv giote £yK00OC M| 0V GKOTTEVETE VO, peivete €ykvog. O
YITPOG GOG Umopel va oag 0moel Teplocdtepeg TAnpogopiec. Otav maipvete to Miglustat Gen.Orph,
TPEMEL VAL Yp1OLOTOLEITE OmoTELEoUATIKN PEOOSO avTIGOAANYNMG. M1y Onhalete yio 660 ddotno
naipvete to Miglustat Gen.Orph.

O Gvdpeg acbeveic Tpémel va Ypnoomolovy aEomioteg HeBdd0Vg avTIGOAANYNG KaTd T S1apKELL
g Oepameiag Tovg Kot Yo 3 ufveg Petd tnv olokAnpwon tng Bepaneiog pe Miglustat Gen.Orph.

Edwv gicOe éykvog 1) Onhalete, vouilete otL umopei va gicle £ykvog 1 oxeddlete Vo amoKTGETE IO,
{ntote TN GVUPOVAN TOL YITPOL T} TOL POPLOKOTOLOD GAG TPOTOV TAPETE AVTO TO PAPLAKO.
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0o ynon Ko YEPIGROS PNy ovnpdTmV

To Miglustat Gen.Orph evoéyetar va cog mpokaréoel (oAn. Mnv odnyeite 1§ un ypnoonoteite
omoladNmote gpyoeia 1| unyovipata edv aucBdaveote (oAn.

To Miglustat Gen.Orph wepiéyer vatpro

AVTO TO PUPUAKEVTIKO TPOTIOV TTEPLE el MydTepO amd 1 mmol vatpiov (23 mg) avé cxinpd Kaydkio,
ONAadn eivat oLVGLUGTIKA «EAEV0EPO VaTpiovy.

3. og vo mapete To Miglustat Gen.Orph

[Tévtote va maipvete To GAPRAKO AVTO AVGTNPE GOUPOVE pE TIG 0dNYieg TOV YloTpoy cag. Edv €yete
apPBOMEC, PMTAGTE TO YIATPO 1 TO PUPLOKOTOLO GOG.

. INa v 100V 1 véoo Tov Gaucher: "o tovg eviAikeg, 1 cuvnOng 66om givat Eva KoydKio
(100 mg) tpeig popéc v Nuépa (mpwi, peonuépt kot fpddv). Avtd onuaivet pio péyiotn ddom
v kayokiov (300 mg) nuepnoing.

. I'a ™) véoo Niemann-Pick tomov C: "o tovg evilikeg kot Tovg pnfoug (v tov 12 etmv),
1 ovviOng 66om eival dvo kaydakia (200 mg) Tpelg Popés TV NUéEPa (Tpmi, peonUéPt Kot
Bpdov). Avto onuaiver pio péyiom 06om &L kayokiov (600 mg) nuepnocing.

Mo moud1d niakiog pkpdtepng Tov 12 £TdV, 0 yotpog cag Ha Tpocapuocet T 66on Yo T VOGO
Niemann-Pick tonov C.

Edv avtipetonilete mpofAuota pe toug veppolc cog, pmopel va AaPete pikpotepn d6on Evapéne g
Oepaneiog. O yloTpoOg 60g UWTOPEL VO LEIMGEL TN 806N 600G, TT.Y. 6€ £va kKaydkto (100 mg) pia 1§ dvo
(QOPEC TNV NUEPW, TNV TEPITTMGT] TOV VTOPEPETE Ad dLapPPOola KaTd T Afyn Tov Miglustat
Gen.Orph (BA. mapdypago 4). O yatpds cog Ba cag melt OG0 xpovo Ba dapkécel 1) Bepaneio cag.

Mropeite va mapete To Miglustat Gen.Orph pe 1} yopic tpo@n. o Tpémel vo Katamieite 0AOKANPO TO
KOWYAKLO Le €va TOTHPL VEPD.

Edav wapete peyoarvtepn 66omn Miglustat Gen.Orph a6 Tnv kavovik

Edv mapete mepiocotepa koydxio amd 0,Tt gag £xel VTodeyDel, cupPovAievteite AUECOE TO YIOTPO
cag. H prylovotdrn €xel yopnynOei o khvikéc peréteg og dooelg £wg 3.000 mg: avtd mpokdiecs
peimon Tov aplBpod TOV AEVK®OV AHOcEUPi®V Kot GALES avemBOuNTES EVEPYELEC TAPOLOLES [UE
eKelvec IOV TEPLYPAPOVTAL TNV TTAPAYPAPO 4.

Eav Egyaoete va napete o Miglustat Gen.Orph
[apte t0 EMOUEVO KAWYAKIO 6TO GLVHON YPOVO. MnV TtapeTe SITAR SOGT Y10l VO, AVOTANPDOGETE T 000
mov Egydoarte.

Edav otopatiocete va naipvere To Miglustat Gen.Orph

Mn cropathcete va maipvete to Miglustat Gen.Orph yopig vo £xete TpdTa cLPoVAELTEL TO YI0TPO
o0,

Edv éxete meplocdtepeg epMTGELG GYETIKE LLE T YPTOT) AVTOV TOV QPAPLAKOL POTNOTE TO YTPO 1) TO
QOPUOKOTOL0 GOLC.

4. IMBavéic avemBounTeg evépyereg

Onwg 6Aa To pAPLLOKOL, £TGL KOL GVTO TO PAPUAKO UTOPEL VO, TPOKAAESEL AVETIOOUNTEG EVEPYEIEG ALV
Kot 6gv Topovc1alovtal 6€ OAOVG TOVG AvOPMOTOVC.

2oPapdtepeg avemBounTeg EVEPYELEC:

Mepwkoi ac0gveic iyav EKONADGEL KHVPUNYKIOOHO» 1] HOVOLAGHO. 6T YEPLO KO TO, TOOLH
(mrapovordaletal ovyvad). Avtd pumopel va eivorl onueio TEPLPEPIKNG VEVPOTADELNG, TTOL OPEIAOVTAL GE
avemBounteg evépyeteg tov Miglustat Gen.Orph 1 pmopei vo, opgilovton g vdpyovoeg mabnoeis. O
YTpOg cag Ba eKTEAETEL Peplcog EAEYYOVG TPV Kot Katd Tn S1dpketn tng Beponeiog pe Miglustat
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Gen.Orph yio va, to a&lohoynoet (BA. Tapdypago 2).

Edv 0vtmg ep@aviceTe KAmwowo amd auTd To CUUTTONAT, TUPUIKILOVIE GVUPOVAEVTEITE TOV
YWTPO6 060G TO GUVTONOTEPO dVVATO.

Edv gpgavicere évav eha@pd Tpopo, cuvibog tpepodiracpa oto xépra, copfovievteite To yroTpod
G0G TO GLVTOUOTEPO dLVaTO. O TPOROC GLYVA e€apaviletal, ympig va YPELOCTEL VO SIOKOWETE TN
Bepamneia. Mepucés opég o YTpds cag UTopEl va YPECTEL VO GOG LELOGEL TN dOGN 1 VO SIKOYEL TN
Bepaneio pe Miglustat Gen.Orph ywo va GTOpOTHGEL TOV TPOUO.

oA ovyvég evépyereg (mov evdéyetar vo ennpedlovy mepiocotepa amd 1 ota 10 dtopo)
Ot cuyvotepeg avemBOUNTEG EVEPYELEG EIVAL d1EPPOL, LETEMPIGUAC (a€pLa), KOALOKO (oTOUOYIKO)
GAyog, andiela Papoug kot pelwpévn 6peén.

Edv ydoete Liyo copatiké Bapog katd v Evapén g Oepaneiog pe Miglustat Gen.Orph, pnv
avnovyeite. Ot dvBpwmor cuvnBmg otTapatody va ydvouy Bapog Katd T cuvéyion g Bepaneiog.

Yuyvég evépyeareg (mov evdgyeton va ennpedlovv péxpt 1 ota 10 dropa)

O1 ovyvég avemBOuNTeG evépyeleg TG Bepaneiog meptrapfavovy keparaiyia, Lain, TopoucOncio
(«popunyKlocuoy 1 LOVSOCUA), U PVGLOA0YIKO GLVTOVIoUO, VITalctncia (Leltwpévn aicOnon aeng),
dvuomeyia (Kowoo), vouTic, SUGKOIAOTNTA KOl EUETO, POVCKMOUO 1) SuGPOPIa GTNV KOWMA (GTOMYL)
kot OpopPomevia (petmpéva eninedo aponeTorimv). Ta vevporoyikd copntdpota Kot 1 Opopfomevia
umopel va opeilovtal 6Ty vIokeipevn voco.

Aldec mOBavég avemBuuNTEg evépyELeg ival poikol omacuol 1 advvapia, KOT®oN, piyn kot aicOnuo
adabeciag, katdOiuym, Suokolieg oTOV VTVO, KATAGTOOT KATA TNV ontoia 0 acBevng Eexvdel ebkora
KOl LELOUEVT] YEVVETIGLO OPL).

21ov¢ teplocdtepovg acbeveic Tapovoidlovtar pia 1 TeplocdTEPES Omd AVTES TIG AVETBOUNTES
evépyeleg, ouvnBwg katd TV Evapén T Bepaneiog | TEPLOdIKA Katd TN didpkela g Oepameiag. Ot
TEPLOCOTEPEG MEPIMTMOGELG, Elval EAAPPAC LopeN¢ kot eEapavifovtal apkeTd ypnyopa. Edv kdmowa
oo aVTEG TIG avemBOUNTEG eVEPYElEg TpokaAel TpoPArLata, cupPovievbeite To yoTpd cog. Mmopel
va pewwoet ) 66om tov Miglustat Gen.Orph 1| va cuotoet GAla @dppoka yio va fondncovy ctov
ELEYYO TV OVETIOOUNTOV EVEPYELDV.

Avo@opd avemOdunTOV EVEPYELOV

Edv mopotmprioete Kamoo avemBOunT evépyela, EVIUEPDOGTE TOV YITPO 1 TOV (POPLUKOTOLO GOG.
AVTO 1oyvEL Kot Yo kEOe Thavr avemBountn evépyeLn TOL OEV AVAPEPETAL GTO TOPAV PUALO 0dNYIDV
xpnons. Mmopetite emiong va avagépete avembountes evépyeteg angvbelag, LéEcw Tov g6vikol
GLGTHUOATOG OVOPOPAS TOL ovaypapeTor 6to [apdpmua V. Mécm tng avaeopag averBountwov
gvepyelmv pnopeite va fondncete ot cLALOYN TEPIOTOTEPOV TANPOPOPLDV GYETIK LIE TNV ASPAAELN
TOV TAPOVTOG PAPULAKOL.

5. ag va pvraocoere 10 Miglustat Gen.Orph

To @apuaxo ovtd TPETEL Vo PLAACGETOL GE UEPT) TOV OEV TO PAETOVV KoL OV TO POAVOLV TO, TOdLA.

Na pn gproonoteite ovtd T0 PAPHOKO UETE TV NUEPOUNVia ANENS TOV OVOQEPETUL GTO KOVTL PETA
v "EXP". H nuepopunvia Anéng eivon 1 televtaio nuépa Tov Piva Tov ovopEpeTol EKEL.

To eappaxo avtd dev amartel Waitepeg cvvONKes EOAAENG
Mnv metdite EAPUAKO GTO VEPD TNG OMOYETEVCNC 1| OTA OIKLOK( amoppippoto. Potiote tov

(POPLLOKOTTOLO GOG Y10, TO TG VO TETAEETE TAL PAPUAKE, TTOV JEV ¥PNOLUOTOlEiLTE T AvTd T pétpa Oa
BonOncovv otV mpootacio Tov TePPAAlovTOC.
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6. Iepreydpeva TNG GVOKELUGTUG KOL AOUTEG TANPOPOPIES

T wegpréyer to Miglustat Gen.Orph

H dpaoctikni ovoia givar prylovotdrn 100 mg.

Ta dAho cvotoTikd ivon

apovro kappolupebvimpévo vatplovyo (tomog A),

moPodvn (K30),

LOYVIGl0 GTENTIKO,

Cehativn,

dwo&eidio tov tiraviov (E171).

BAéne mapdypago 2 « To Miglustat Gen.Orph mepi€yet vaTpio»

Epg@évion tov Miglustat Gen.Orph ko wepiey6peva TS GVGKEVAGIOG

Ta oxAnpd kaydxkia Miglustat Gen.Orph 100 mg eivot oxAnpd kaydkia Cehativng, peyédoug 4,
ufikovg 14 mm, pe adlopaviéc TOUN Kol GO0 AEVKOD YPDUOTOG.

84 orlnpd kayokiov oe un didTpnteg Kowéres kat 84x1 orkAnpd Kayokiov oe SdtpnTtes Kuyéleg

povadmv d6omg.

Mmropei va, unv KoKAOQOPOLY OAEG Ol CUGKEVAGIEC.

Karoyog Adsrog Kvkhogopiag kot [lapackevastig:

Gen.Orph

185 Bureaux de la Colline
92213 Saint Cloud Cedex
TodAio

Hopookevactég:

Delpharm Reims

10 rue Colonel Charbonneaux
51100 Reims

ToAlia

n

Centre Lab

ZA Granderaie

23000 Guéret

TodAio

IMo omoladnmote TANPOPOPic. GYETIK LE TO TOPOV PAPUAKEVTIKO TPOIOV, TAUPUKOAEIGTE VO
amevBuvbeite otov Kdtoyo g Adsiag Kukhogopiag:

Belgié/Belgique/Belgien
Gen.Orph

Tél/Tel: +32 (0)496 85 87 49
e-mail: reg@studiopharma.be

Buarapus

Huaxomepc EOO/]

Ten.: +359 2 807 50 00

E-mail: diacommerce@diacommerce.bg

Ceska republika

Gen.Orph

Tel: +33 (0)1 47 71 04 50
e-mail: contact@gen-orph.com

Lietuva

Gen.Orph

Tel: +33 (0)1 47 71 04 50
e-mail: contact@gen-orph.com

Luxembourg/Luxemburg
Gen. Orph

Tél/Tel.: +32 (0)496 85 87 49
email: reg@studiopharma.be

Magyarorszag
HMS Pharma Kft.

Tel.: +36 30 375 8124
e-mail: pharmacovigilance@hmspharma.com
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Danmark

Gen.Orph

TIf: +46 (0)8 21 54 45

e-mail:
pharmacovigilance.SE@propharmagroup.com

Deutschland

Gen.Orph

Tel: +49 30 8560687897

email:

pharmacovigilance. DE@propharmagroup.com

Eesti

Gen.Orph

Tel: +33 (0)1 47 71 04 50
email: contact@gen-orph.com

E\\Gda

Gen.Orph

TnA: +33 (0)1 47 71 04 50
email: contact@gen-orph.com

Espaiia

Biojam Espatfia, S.L.

Tel: +34 683 13 71 84

e-mail: drugsafety.es@phagecon.pt

France

Gen.Orph

Tél.: +33 (0)1 47 71 04 50
e-mail : contact@gen-orph.com

Hrvatska

Gen.Orph

Tel: +33 (0)1 47 71 04 50
e-mail: contact@gen-orph.com

Ireland

Gen.Orph

Tel : +33 (0)1 47 71 04 50
email: contact@gen-orph.com

Island

Gen.Orph

Simi: +33 (0)1 47 71 04 50
e-mail : contact@gen-orph.com

Italia

Biovalley Investments Partner S.r.1.

Tel: +39 040 899 2219

e.mail: info@biovalleyinvestmentspartner.it

Kvnpog

Gen.Orph

TnA: +33 (0)1 47 71 04 50
email: contact@gen-orph.com
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Malta

Gen.Orph

Tel: +33 (0)1 47 71 04 50
e-mail : contact@gen-orph.com

Nederland

Gen.Orph

Tel: +32 (0)496 85 87 49
e-mail: reg@studiopharma.be

Norge

Gen.Orph

TIf: +46 (0)8 21 54 45

e-mail: pharmacovigilance.SE@propharmagroup.com

Osterreich

Gen.Orph

Tel : +33 (0)1 47 71 04 50
e-mail: contact@gen-orph.com

Polska

Gen.Orph

Tel.: +33 (0)1 47 71 04 50
e-mail: contact@gen-orph.com

Portugal

Biojam, S.A.

Tel: +351212 697912

e-mail: farmacovigilancia@phagecon.pt

Romania

Gen.Orph

Tel: +33 (0)1 47 71 04 50
e-mail: contact@gen-orph.com

Slovenija

Gen.Orph

Tel: +33 (0)1 47 71 04 50
email: contact@gen-orph.com

Slovenska republika
Gen.Orph

Tel: +33 (0)1 47 71 04 50
e-mail: contact@gen-orph.com

Suomi/Finland

Gen.Orph

Puh/Tel : +46 (0)8 21 54 45

e-mail : pharmacovigilance.SE@propharmagroup.com

Sverige

Gen.Orph

Tel: +46 (0)8 21 54 45

e-mail : pharmacovigilance.SE@propharmagroup.com
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Latvija United Kingdom

Gen.Orph Gen.Orph
Tel: +33 (0)1 47 71 04 50 Tel: +33 (0)1 47 71 04 50
e-mail: contact@gen-orph.com e-mail: contact@gen-orph.com

To mwapov euAho 0dNYLOV yp1ions avaBewpnOnke Yo TeELevTaio Popd otig {uvag EEEE}.

Aemtopepeic TANPOoPopieg Yo TO PAPLOKO aVTO ival S1BESIES GTOV SIKTLOKO TOTO Tov Evpmmaikod
Opyaviopov Gapudkov http:/www.ema.europa.eu. Ydpyovv emiong cOVOESUOL e AAAES
16T0cEAIdEG TTOV aPOPOVV oTavieg achéveleg kot Bepamneies.
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