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MNEPIAHYH TON XAPAKTHPIETIKQN TOY IIPOIONTOX



1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Miglustat Dipharma 100 mg okAnpd koydxio

2. MHOIOTIKH KAI MOXOTIKH XYNGEXH
Kabe xoydxio mepiéyet 100 mg prylovotdtng (miglustat).

IMa tov TA7pn kaTdroyo TV ekddywv, PA. Tapdypoeo 6.1.

3. DOAPMAKOTEXNIKH MOP®H

2KANpo Koy aKlo

Aegvkd, adtapoavn kKaydkio (Leyéboug 4, 14,3 + 0,3 mm) pe 1o anotonoue «DPHO2» oe padvpo ypdua
oveo 6to Kokt Kot "100" pe popo ¥padpe 6TO OO TOL KO OKiov

4. KAINIKEX TIAHPO®OPIEXZ

4.1 OgpamevTiKég evosierg

To Miglustat Dipharma evdgikvutat yio, Ty omd otopatog Oepameio evAAK®Y 0c0evdV e NG £0¢
pétprog cofapotntag tomov 1 voéso tov Gaucher. To Miglustat Dipharma pmopei va ypnoytomoindet
puévo ot Bepaneio aobevav yia Tovg onoiovg 1 Bepameio vrokatdoTaong ViUV deV UTOpEL va

yopnynOet (BA. mapaypdpovg 4.4 kar 5.1).

To Miglustat Dipharma evdgikvutot yia tn Ogpaneio TV EKPLAIGTIKOV VEVPOLOYIKOV EKONADCEDV OE
EVNAIKEC Ko Taudlatpikovg acbeveic pe voco Niemann-Pick tomov C (PA.tapaypdeovg 4.4 kar 5.1).

4.2 Aocoioyia Kol TPOTOG JOPNYNONS

H Oepaneio mpémel va Kabodnyeitar omd 1Tpodg IOV EIVOL YVOOTES TNG OVTILETMTICNG TN VOGO TOV
Gaucher 1| ¢ vocov Niemann-Pick tonov C, avordya pe tnv nepictaot.

Aocoloyia

Aocoloyio. otny tomov 1 vooo tov Gaucher

Evijlixec
H ocvvietdpevn doom évapéng yia T Bepaneio evidikov acBevov pe tomov 1 voso tov Gaucher givat
100 mg tpeic popég nuepnoing.

[Ipocwpvn peimwon g d6ong og 100 mg pio 1 600 Popég nuepNcing evogyetar va, eivor amapoitnt
o€ KAmo1ovg aobeveic Adym didppotog.

THoudrotpios tAnBovouog
H amoteleouatikdmra tov Miglustat o mwaidid kot epnPovg nikiog 0-17 et@v pe tomov 1 vdco

Gaucher dgv el axopo texpnpimbel. Aev vapyovv Sbéciua dedopéva.

Aoocoloyio oty vooo Niemann-Pick tomov C

Evplikeg
H ocvvietdpevn docoroyia yio t Oepaneio eviaiikov acbevav pe voco Niemann-Pick tomov C givan
200 mg Tpelg Popég Npepnoing.



THoudrotpixos tAnBoouog
H ocvvietdpevn docoroyia yio tn Oepamneio epnfov acbevav (niikiog 12 et@v Kot dvo) pe voco
Niemann-Pick tomov C givar 200 mg tpeig popég nuepncing.

H 6oc0oloyia oe acBeveic nhkiog kdtm twv 12 etdv npénet va tpocappdletal pe Bdon v emedveio
TOV GOUOTOG OTMG OLEVKPVILETUL TOPAKAT®:

Em@dveia oduotog (m?) YuVIoT®UEVT 060N

>1,25 200 mg tpeic popég nuepncing
> 0,88 — 1,25 200 mg 600 popéc nuepncing
> 0,73 — 0,88 100 mg Tpelg popég NUePNoimg
>0,47-0,73 100 mg dvo Qopéc nuepnoimg
<047 100 mg pio popd nuepnoimg

[Mpocwpwvn peimon g doong pmopet va eivar omapaitntn o€ kdmolovg acbeveig Adym didppotag.

To 6pelog otov acbevi) amd tn Bepameio pe miglustat Oo wpémel va a&rohoyeiton taxtikd (PA. Tapdypoo
4.4).

Yrdpyel meplopiopévn epmetpio amd T ypnomn tov miglustat e acbeveig nhikiog KATm TV 4 ETOV LE VOGO
Niemann-Pick tomov C.

Eidixoi whnBvouol

Himkiouévor
Agv vrdpyet epmeipio pe ) xpnon tov Miglustat yio acBeveic nAikiog ave tov 70 eTmv.

Negpixi dvaleitovpyia

Ta papuookvnTikd dedopéva VTOSEKVHOVY AVENUEVT] GLGTNUOTIKY £KOEGT GTN WYAOVOTATY O
aoBeveig e veppikn duciettovpyia. Xe acbeveig e Tposapproouévn Kabapor kpeatvivng g Taéng
tov 50-70ml/min/1.73 m?, 1 yopfynomn mpénet vo apyilel pe d6on 100 mg 800 popéc nuepncing oe
aoBeveig pe Tomov 1 voco tov Gaucher ko pe 6601 200 mg 600 Popég NuePNoing (TPOGOPUOCUEVN
pe Bdon v emEAveELD COROTOG 6 acbeveig nAikiog Katw Tov 12 etdv) oe acbeveic e voco
Niemann-Pick tomov C.

Ye acBeveic pe mpocappoopévn kabapon kpeotvivng g taéng tov 30-50 ml/min/1.73 m?, 7
yoprynon mpénet va apyilel pe 66om 100 mg pia opd nuepnoing otnv tomov 1 voco tov Gaucher kot
pe 06om 100 mg dvo popég nuepnoing (TPosapUoGuEV LE BACT TNV EMLPAVELN COUATOG 6 acbeveig
nAwiog kK&to tov 12 etdv) o acbeveig pe voco Niemann-Pick tomov C. Ag cuvictdtot 1 yprion o
acBeveic ue coPapnf veppiky duchettovpyia (kaboapon kpeatvivig <30 ml/min/1.73 m?) (BA.
mapaypdeovg 4.4 kot 5.2).

Hrozikn dvolerrovpyio
To Miglustat dev éxel a&loroyn0ei og acbeveic e Nratiky dvGAELTOVPYId.

Tpomog yopnynong

Amo6 oTOUATOC YPNOT
To Miglustat Dipharma pmopeil va Ane0et pe 1 xwpig tpoem.

4.3 Avtevosigelg

YrepevaioOnoio otn dpactikn ovoia 1| 6€ KAmolo omd o £KS0Y0 TOL UVAPEPOVTL GTNV TUPAYPUPO
6.1.



4.4 E101kég TPoEIOOTOUNGELS KO TPOPVAGEELS KATE TN (p1ion
Tpouog

To 37% mepimov TV acbevav e KAviKEG dokipég pe Tomov 1 vooo tov Gaucher, kot To 58% twv
acBevav o pia Khvikn dokn yia t voco Niemann-Pick tomov C avépepe tpopo pe ) Bepaneia.
To copUTTOUATA CLTA TPOLOV TEPLYPAPNKAY OC £VOC VTEPPAAA®Y PLGIOAOYIKOS TPOLOC TWV YEPLDV.
2 tomov 1 voco tov Gaucher 10 GUUTTOUOTO AVTA TPOLOV TEPLYPAPNKOV OC VOGS VITEPPAAA DY
(QVOIOA0YIKOG TPOLOG TV YEpLdV. O Tpdpog cuvnBmg EeKivovoe evtdg TOL TPMTOL pNva Bepameiog Kot
0€ TOAMEG TTEpUTTMOELS eEaAEIPOTAY HETH amd 1 €mc3 ufveg cuveyoic Bepaneiag. H peimon g 66omg
umopei va. PeEATIOGEL TOV TPOWO, GLVHOWME EVTOC NUEPDV, OAAG LEPIKES POPES UITOPEL VOL aTTaiTEITOL
dtokomn g Bepamneiog.

Tootpeviepikéc dStotopoyEc

Mopatnpndnkov coppdpata omd To YooTpEVTEPIKO, Kupimg d1appola, og TePlocdtepo amd 80% twv
acBevav, gite katd v Evapén g Bepaneiag eite meplodikd Katd ) drdpketa avtig (PA. mapdypapo
4.8). O unyavicpdg etvor Katd taco ThavOTNTo 1 AVOCTOAN TOV EVIEPIKDOV

SoOKYOPLOACHOV, OTMG 1] GOVKPACT|-IGOUAATACT], GTT] YOOTPEVIEPIKT 000, UE AMOTEAEGLO, T1) LEWUEVT]
amopPOPT oY TOV SIGUKYAPOACHV LEGH TNG OATPOPNG. TNV KAWVIKY TPAEn, &xel mapotnpndei 6Tt
ouUPauaTe. omd TO YOUOTPEVIEPIKO TPOKOAOVUEVE OTO TN LYAOVGTATN OVTATOKPIVOVTOL GTNV
e€atopkevéVN TPOTOTTOINGT TG JLATPOPNG (Y10 TAPASELY O, HEI®OT TG TPOSANYNG GOoKYopolng,
AokTOiNg Ko AAA@V LOUTAVOPAK®V), GTN ANYN TNG MYAOLGTATNG OVAUESH GTO YEOUATO KOUT OTO
AVTIOLOPPOTKA QUPIOKEVTIKO TPOIOVTO OTMC 1| AoTEPapLion. Xe optopuévoug acbeveic, pmopel va eivat
amopaitntn N Tpocopvi peimon g doong. Ot acbeveic pe xpdvia didppota 1 GALL EppEVOVTA
oupupapata and To YOoTPEVTIEPIKO TOL OEV AVTATOKPIVOVTOL GE AVTEG TIC TAPEUPAUCELS, TPEMEL VAL
dtepguvnbovy copemva pe Ty Khvikn tpdén. H piylovotdtn dev éxel a&roroynbel oe acOeveic pe
1GTOPIKO GNUAVTIKNG YUOTPEVTEPIKNG VOGOV, GUUTEPIAOUPAVOUEVIC TNG PAEYLOVDOOVS VOGOV TOV
EVTEPOU.

[Teputtdoeig vooov tov Crohn éxovv avagepbei petd v KukAopopia o acbeveig pe voso Niemann-
Pick tomov C mov éhafav Bepancio pe Miglustat. Ot yaotpeviepikés dratapoyes etvar ouyves
avemBounteg evépyeieg tov Miglustat. Enopévog, og acBeveic pe ypodvia didppoto Ko/ Kooko
&lyog Tov dev avtamokpivoviol og TapeUPAcelg 1 o€ TEPITTOOT KAMVIKNG emdeiviong, Oa mpénel va
AapBdavetar veoyn M TlavoTNTE 0 VOGOL Tov Crohn.

Enidpaon otn onepuortoyéveon

AZomioteg néBodol avTicOAANYNG Ba Tpémel va cuveyiletotl va, xpnOIOTOL00VTHL EVOCH AVOPES
acBeveic Aappdavovy to Miglustat Dipharma kot yio 3 pufveg petd tn dwokont). To Miglustat Dipharma
Oo Tpémetl va drokomreTan kot a&tomiotes HEHodoL avTicOAANYN Ba TPEMEL VAL (PN OLUOTOLOHVTOL Yid!
TOVG EMOpEVOVG 3 pnveg Ttptv emyelpn el cOAANYN (BA. Tapaypdeovg 4.6 ko 5.3). Meléteg o€ emipn
£yovv Ogi&et OTL 1| LYAOVGTAT £xEL OVETIOVUNTEG EMOPAGELG OTT) CTEPLOTOYEVEST] KOl OTIG
TOPUUETPOVG CTEPUATOG KOL LELDVEL TN Yovipotnta (PA. mapaypdpovg 4.6 kot 5.3).

Ewdwoi mAnbvouotl

Aboyo mepropiopévng eumepiog, To Miglustat mpémel va ypnoLonoleiton e Tpocoyn o€ acbeveig e
VEQPPIKN N NIOTIKT duoAertovpyio. YTAPYEL GTEVT] GYEON LETOED TG VEQPIKNG AEITOVPYIOG Kl TNG
KkdBapong g pryAovotdrng kot 1 £kBeon ot pyAovotdtn eivol onpovtikd avEnuévn o acbeveig pe
coPopn veppikn dvciettovpyia (BA. mapdypapo 5.2). [Ipog to Tapdv, vIdpyel avemOPKNG KAVIKN
EUTELPI0 GTOVC 00OEVEIG AV TOVC, Y10 TNV TAPOYN CLOTAGEWDY dOGOAOYING. AE GUVIGTATOL 1) YPTIOT TOL
Miglustat Dipharma oe acBeveig pe cofapn veppikn duciettovpyio (kdBapon KpeaTvivig

<30 ml/min/1.73m?).

Tomov 1 vécoc tov Gaucher




ITap' 6A0 wov dev Exovv mpaypatorondel dpeceg cuykpioelc e ™ Oepaneia YmokatdoToong
Evlopov (OYE) ot acBeveig mov dev €yovv Adfet Bepamneia yio Ty tOmov 1 vdso tov Gaucher, dev
VILAPYOVV EVOEIEELS VTTEPOYNG TNG UIYAOVGTATNG OGOV OPOPA GTNV OMOTEAEGLOTIKOTNTO 1] TNV
acediela ovykpitika pe t OYE. H OYE eival n tuomikn Ogpaneio aobevadv mov macyovv amod tnv
tomov 1 voéco tov Gaucher (PA. mapdypago 5.1). H anotedeopotikdTnTo, Kot 1 0cQAAEL TG
uryAovotang ogv Exouvv aloloyndel e101kd oe aobeveig pe cofapn voco tov Gaucher.

SUVIGTATOL TOKTIKT TapakolohOnon tov emmédov Brrapiving Biz, Ad0ym g vymAng cuyvotntog
guPaviong averapkelag Prrapiving Biz og acbeveic pue tomov 1 voco tov Gaucher.

"Exovv avaeepbel tepintdoeig mepupepikig vevponddelog oe acbeveic vid Oepaneio pe prylovotarn,
He M yopic tavtdypoveg TabNoELS, OTMC Yo Tapaderypo avemdpkela Prrapiving B kot povokimvikng
yoppoamdBeio. H mepipepikn vevporddeia gaivetor va givor meptocotepo kown oe acbeveic pe tomov 1
voco tov Gaucher o€ cOyKpion pe To yeviko mAnbuoud. Olot o1 acbeveig mpénet va voPfdAiovtol o
OPYIKN KO EXOVUANTTIKY VEVPOAOYIKT] a&LOAOYNOT).

Xe aoBeveig pe Tomov 1 voco tov Gaucher, cuvictdtol TopakoAovOnom tov aplBuov twov
aponetadiov. EAappéc ueidoelg 6tov aptdpid Tov alponeTariny ympic GUGYETION UE OLLOpPOYies
napatnpiOnkay og acbeveic pe tomov 1 vdécso tov Gaucher mov éxavav evailayr ond OYE og
UyAovoTaTn.

Noococ Niemann-Pick tomov C

To 6pehog g Bepaneiog pe Miglustat yia Tig vevporoyikég exkdnimaoelg o€ acbeveig pe voco
Niemann-Pick tomov C npénetl va a&loloyeitor Taktikd, w.y. kdbe 6 unvec. H ocuvéyion g Bepamneiog
nmpénel va emavadloloyeitor LETA omd Tovddyiotov 1 xpovo Bepameio pe Miglustat.

ELappég peumoeic otov aptud tov aponetoMmy yopic cuoY£ETIoN UE aloppayieg mapotnpidnkay o
pepkovg acbeveig pe vocso Niemann-Pick tomov C mov éhafav Bepaneio pe Miglustat. Xtovg acBeveic
oV cvurepleAPOncav otnv KAvikn dokiur), To 40%-50% eiyav apOud aponetariov youniotepo
oo TO EAAYIOTO PLGLOAOYIKO Oplo KOTA TNV Evapén g Bepaneiag. XvvioTdTor 1 TapakoAovOnon Tov
aplOpov TOV AHOTETOAM®Y G€ aVTOVS TOVG acbeVels.

Mewuévn avértvén otov toaudtotpikd TAnfvoud

"Exet avagepbel petopévn avdmtoén o Heptkong madaTpikovs aobeveic e vocso Niemann-Pick
Tomov C, kot TV PO Gaon g Beponeiog pe miglustat, katd v omoia 1 apykn peimon g
MM Papoug pmopet va cuvodevetar 1| va akolovbeitar amd petwpévn avénon tov Hyovg. H
avamtuén Ba mpénel va mapakolovdeitor oe TandiaTpikovg acheveic kot epnPovg KTl TN SIEPKELD TNG
Oepaneiog pe Miglustat. O Aoyog 0péLovc/Kivdvuvou Ba Tpémel va emavekTidTo Yio Tov Kabe actevn
EexoploTd yio T cuvéyon g Bepoameiog.

4.5 Almiemopdocseig pe GAlo QUPUUIKEVTIKE TPOTOVTO Kol GAAES pOPPES aAAnAemiopaong

ITepropiopéva d0IEVA VTTOJELKVHOLV OTL 1] CLYYXOPTYNON TNG UIYAOLGTATNG KOl 1] VITOKATAGTACT)
evdumv pe uydovkepdon o acbeveic pe tomov 1 voso tov Gaucher evdéyetar vo 0dnynoet o€
pelopévn EkBeor ot PiyAovotdtn (o€ o pikpn PEAETN TapdAANA@Y Opdd®V, TopatnpnonKay Kotd
Tpocéyylon Heudoels 22% o1 Cmax Kot 14% ot AUC). H pelétn ot vrodeixvoe emiong 6tin
UIyAovoTdTn Ogv €xel Kapio eTinT®mon 1 £XEL TEPLOPIGUEVT EMIMTMOOT GTIC PUPLLOUKOKIVITIKES 1O10TNTEG
™G YryAovkepPEonC.

4.6 T'ovipétnTo, KONON KAl Yorovyia
Kvnon
Agv vtapyovv enopkn dS0UEVA Ol TN (PTOT TNG LYAOVGTATNG O€ £YKVEG Yuvaikeg. Meléteg oe {da

£0e1Eav, GLUTEPIAAUBOVOUEVTG TNG UNTPIKT KOt EUPPLIKN TOEIKOTNTA, CULTEPIAULPOVOUEVIG
peltopévng emPioong tov guPpvov (PAéne mapdypoeo 5.3). O gvdeydpevoc Kivouvog Yia Tovg



avOpomovg stvar dyvwotog. H puyAovotdrn dtomepvd Tov TAAKOOVTO Kot OV TPETEL VOl
ypNopomoteitol Katd tn Stépkela TG Khnong.

OnAacpos

Agv givonl yvooto €6v 1 piyAovotdn ekkpivetal oto untpiko yaia. To Miglustat Dipharma dgv mpémet
va Aapfdvetor katd T dtdpketa TG yolovyiog.

Tovipdémra

Meléteg og emipv £xovv deiet OTL N LIYAOLSTATY £XEL AVETIOVUNTEC EMOPAGELS OTIC TAUPAUETPOVS
OTEPUATOG (KIVNTIKOTNTO KOl LOPPOAOYiR) HEIdVOVTOG TN Yovipotnta (BA. Tapaypdpovg 4.4 kat 5.3).

AvticOAMN YN 6€ AVTIPES KOL YUVOAIKEC

Métpa avTIicOAANYNG o TPETEL VO YPTCLOTOIOVVTOL OO YUVOIKEG GEOVATOPOYMYIKT] NAKIL.
AZomioteg 1éEB0dOL avTIGOAANYNG Ba TPETEL VO GLVEYIGOLY VOl YPTCLLOTOLOVVTOL EVOGH GVOPES
acBeveic Aappdvovy Miglustat Dipharma kot yio. 3 piveg petd tnv dakonn (PA. mapaypdeovg 4.4 Kot
5.3).

4.7 Emopacels 6ty IKavOTnTo 00171|61S KUl LEIPLGUOV UNYOVI|LATOV

To Miglustat Dipharma éygt aonuovtn exidpact oty IKAvOTITA 061 YNONG Kol XPNONG UNXOVILAT®V.
H LaAn €xel avapepbel wg ocuyvn avemBount evépyeto kat ot acbeveic mov mdoyovv omd (aAn dev
TPETEL VO, 0O YOOV 1 VO, YPTCLLOTOLOVV LNYCVILOTAL.

4.8 AvemOOunTESG EVEPYELES

TIepiAnyn tov TPOoPih 0COAAELOC

Ot 10 cVVNOIGUEVEG AVETIBOUNTEG EVEPYELEC TOL OVAPEPOVTAL GE KAVIKEG LEAETEC TNG UIYAOLGTATNG
glvon S1ppota, HLETEMPIGHOG, KOIAAKO dAY0G, ammAela Pdpovg kot Tpouog (PA. mapdypaeo 4.4). H o
ovuvnOiopévn coPapn avemBountn evépyela mov £xel ovapepbel Kotd T Bepomeio pe piyAdovotdn oe
KAMVikéG peléteg elvan 1 Teprpepiky) vevporabeia (PA. mapdypopo 4.4).

e 11 Khvikég doxipég oe drapopeTikég evdeitelg 247 acbevelg, EhaPav Oepaneia pe Miglustat
Dipharma, ot doceig omd 50-200 mg yio pio péomn dudpketa 2.1 étn. And avtodg toug acbeveic, ot 132
glyav voco tov Gaucher tomov 1 kot 40 eiyav voco Niemann-Pick tomov C. Ot avemBOunteg evépyeteg
NTOV YEVIKG NTI0G MG LETPLOG COPAPOTNTOC KOt ELQOVIGONKOV LE TapOHOLL GLYVOTNTO EVTOG TMV
evOelEemV Kal TV 0OGEMV TOV SOKILAGOT KoY.

ITivokog KotoAdyov avemBuunTwyv eVEPYEIHOV

AvemBOunTEG EVEPYELEG, OO KAVIKEG HEAETEG KO aBOPUNTES avapopEG TTOV eppavictnkay og >1%
TV 060evoVv, TopatiBevTol 6TOV KOTOTEPM TIVOKO, TUEVOUNUEVES KOTA KATNYOPIO GCUGTAUATOC
opy&vamv Ko cuxvotnta (oAb cuyvéc: > 1/10, ovyvéc: > 1/100 émg <1/10, oyt ovyvég: = 1/1.000 €mg
< 1/100, omévieg: > 1/10.000 g < 1/1.000, ToAd omdvieg: < 1/10.000). Evtog kdbe katnyopiog
GLYVOTNTOG EUPAVIOTG, Ol avemBOUNTEC EvEpYEleg TapatibevTol kKot @Oivovsa celpd coPapdtnrag.

AwoTapoy£C TOU OLOTOC KO TOV AEUQIKOD GUGTHUOTOS
Xoyvég ®popponevia

Metaforkic Kot STpoPKEC S1oTapoyEC
IToA0 cuyvéc Anoiela copatikod Bdpovg, pLetmpévn 6pein

Yoyatpucég dratopayég
Suyvég Kotabiwn, abmvia, peiopévn oeéovaiikn emtbopio




AwTopay£c ToL VELPLUKOD GLGTIUOTOS

[ToAv cuyvéc Tpouog

Xoyveég [Teprpepikn vevpormdbetra, ataéio, apvnoia, Tapaiconoia,
vraloOncio, kKeearalyio, COAN

Toaotpeviepikéc drotopoyEc

[ToAv cuyvéc Awgppota, HeTE®PIoUOS, KOIAMOKO GAYOG
Xoyvég Noavtio, £uetog, Kothlokn ddtacn/dvceopio, SLEKOIAMOTNTO,
dvomeyia

Awotopay£c TOL LWVOOKEAETIKOD GLGTNULATOC KO TOV GUVOETIKOD 10TOD
Xoyvég Mvikoi omacpol, poiki advvopio

Tevikéc dwotapoyéc Ko KotooTdosls otn O€on yopnynong
Xoyvég Kénwon, e€acBévion, plyn kot aicOnuo kakovyiog

Alepevvnoelg
Xoyvég AoKILaGTeg ayOYIUOTNTOG VEDPOU U1 PUGLOAOYIKES

TIeprypoen emieyuévmv ovemfountwy EVEPYELMV

210 55% tov aclevav, avapépbnke anmiela copotikov Bapovs. H peyodvtepn cuyvotnta epedaviong
mapaTnponke avapesa otovg 6 kol otoug 12 punve.

H pyhovotdtn éxet peretnBet o evoeilelg 0mov cuykekpiuéva GLUPBAUATO TOV avaPEPONKAY ¢
avemBouuNTeg EVEPYELES, OTIMG VEVPOAOYIKE Kl VEDPOYVYOAOYIKA GUUTTOUOTO/CTIELD, YVOOTIKN
dvodettovpyia Ko Bpopporvtraponevia o propovcay eniong vo 0QeilovTol GTIC VITOKEILEVEG
KOTOOTAGCELS.

Avopopd Thavorloyoduevev aveTOOUNTOV EVEPYELDY

H avopopd mBavoroyodievmy avemiBountmy evepyeumy HeTd amd T YopyNnom Adelug KukAopopiag
TOV PAPUAKELTIKOD TPOTOVTOC elvar onuavtikn. Emtpénet tn cuveyn mapakoiovdnon g oyéong
0PEALOVC-KIVODVOL TOV QOPUOKEVTIKOV TPOTOVTOG. ZNTEITOL amd TOVG EMAYYEANOTIEG VYElNG VA
avaQEPOLY 0TOIEGONTOTE TOUVOALOYOVUEVES aVETIOOUNTEG EVEPYEIEG LEG® TOV £0VIKOD GLOTNUATOG
ovaeopds mov avaypdeetor oto Hopdptmua V.

4.9 Ynepdocoroyia

ZOUMTOUOTO

Agv &ovv eEokpiPwbel o&éa copntodpota vriepdocoroyiag. H prylovotdrn xel yopnynbei oe dooelg
g kot 3.000 mg/muépa £ng kat €& uivec o HIV-Oetikobe acbeveic kotd ) dtdpkeio KAVIK®V
SOKIUDV. Xt aveTBOUNTO CUUPALOTE TTOVL TAPOUTNPNONKOY TEPIAAUPEVOVTAY 1| KOKKIOKVTTOPOTEVIA,
N £&An kou  ToparcOnoio. Eniong, éxovv mapatnpnbei Aevkomevio Kot 0VOETEPOTEVIN GE TAPOLOLNL
opada acBevav mov erdpupavav 800 mg/Mmuépa | vynAdTePT SoOT).

Awoyeipion

e mepInTon vIEPO0GOLOYING GUVICTATAL YEVIKT LUTPIKT OPOVTIO.

5. GOAPMAKOAOI'IKEX IAIOTHTEX

5.1 @oppokodvvopIKES 1O10TNTES



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

DopuaKobepamevLTIKn OpAdo: AAAO QAPLLOKO TNG TENXTIKNG 0000 Kot TV petafolcuon, Kmdikog
ATC: A16AX06

H timov 1 vocog tov Gaucher

Vooog tov Gaucher givot po KANpovoutkn HeTafoAtkn dtotopoayn TPOKAAOVUEVT AO Lol
OVIKOVOTNTO S1GGTOOTG TOV YAVKOGUALOKEPUUIIIOV LE ATOTELECUA TIV 00BN KEVGT, AVTOD TOL
VAKOD, GTO ADCOGMUOTO KoL TNV TPOKANon ekteTapuévng naboroyioc. H prylovotdrn sival évog
OVOOTOAENG TG GUVOACTC TOV YAVKOGLALOKEPALLOTOV, TOL VDOV TTOV EVBVVETAL Y10, TO TPADTO
6Téo010 GVVOESNC TOV TEPIGCOTEPWOV YAVKOMTIOIWV. 11 Vitro 1 GLVOETAGT] TOV YAVKOGUALOKEPALLOTOV
AVOGTEALETOL OO T UYAOLGTATY E GVYKEVIPOOT NUioELng avaoTOATIKNG 16)0og (ICs0) 20-37 uM.
EmnpocBétme, £xet amoderyDel melpaplotikd in vitro avaoTaATIKN SpAoT KOTA TNG LI AVGOCMIIKNG
yAvkoovAtokepauddons. H avaostaltikny dpdomn ot cuvBeTdon Tov YAVKOGLAMOKEPUUIdiov amoTerel
TO OTOAOY1KO TNG Bepameiog peimong vTosTp®UATOg 6T vOco Tov Gaucher.

H mdotucn doxun g pyAovotdng mpoyuatomomnke o€ acbeveic mov dev pmopovoay 1 dev
ndeiav va AdPovv Bepaneio OYE. Ztovg Adyoug pun Aqung g OYE neptlapfavovrav n emPdpovon
amo TIC EVOOPAEPLEG £YYDOELG KOl O1 JUOKOAIEG PAEPIKN TPOGPAGT. Xe QLT T U1 GLYKPLTIKY 12-
unvn peAéTn, coppeteiyay ikoot okt acbeveic pe tomov 1 voso tov Gaucher fmiag Emg péTprog
coPopotnrac, kot 22 acheveic olokAnpwoay tn peAétn. Xtovg 12 univeg, vanpée uéon peiwon tov
OYKoVL 1oL NoTog Katd 12,1% wat péomn peiwon tov dykov tov omAnvog katd 19.0%. [apatnpndnke
pio péomn advénomn g cvykévipmong oposearpivng katd 0.26 g/dl ko pia péon avénomn tov aptbuov
TV oponetoMav kotd 8.29 x 10%/1. Ttn cuvéyeta, dexaoktd acheveic ovvéyicay va Aapfdvovv
UIYAOVOTATN OTO TANIGLO EVOC TPOLPETIKOD TPMTOKOAAOL TtapateTauévng Oeponeiog. ASoloynonie
70 KAWIKO 6¢pehog 6Tovg 24 Kot 6Tovg 36 pnveg og 13 acbeveic. Metd amod 3 £t cuveyobg Oepaneiog
pe pylovotdrn, n péomn peimwon tov dyKov Tov Iatog Kot Tov oAnvog nrav 17.5% kot 29.6%
avtiotoro. H péon avénon tov aptdpod tov aponetoriov frav 22.2 x 10%1 ko n péon avénon g
GLYKEVTP®OTG apoceatpivng ftav 0.95g/dl.

e o 0s0TEPN AVOIKTH, EAEYXOUEVT PEAETT TVYomomOnKay 36 acBeveic mov eiyav AdPet OYE emi 2
£IN TOVAQYLoTOV, OE TPELS OLAdEC Bepameiag: cLVEYION LE LLLYAOVKEPAOT], LLLYAOVKEPAOT GE
ouvdvacpd e prydovotdn ) petdroén ot pryAovstdn. H pueAétn avtn mpayuatoromOnke kotd
dugpkela piog 6 — uMvng TEPLOG0L TVYALOTOMNIEVNC CVYKPLOTG akoAlovBovpevng amd 18- unvn
TaPATOCT), OTOL OAOL 01 acBeveig Ehafav pryAovotdrn g povobepameio. XTovg 6 TPMOTOVG UVES
6ToVg acBeveic mov petoTdyONnKoY 6T HYAOVOTATY, 0 dYKOG TOL NIATOG KO TOV CTANVOG KoL TOL
emimeda opospatpivng mopépevay apetdapfinta. e pepucong aocdeveic vmmpéav peimoelg tov aptdpov
TOV AUOTETAMOV Kol aVENGELS TNG OPUCTIKOTNTAG TNG (ITOTPLOGIOACTG, YEYOVOG TTOL VITOOEIKVOEL OTL
N povoBepameio pe pryAovotdn evogyetol va unv dlatnpel tov 1510 ELeyy 0 evepydTNTOCTNG VOGOL GE
O0Aov¢ Tovg acbeveic. 29 acbeveic cuvéyioay oty mEPI0d0 TAPATACT|C. X GUYKPIOT UE TIG LETPNOELS
6TOoVG 6 UNVeG, 0 EAeyyoc TG aoBévelag Ntav apetdPfintoc éneta amd 18 kou 24 univeg povobepameiog
ue wylovotdrn (20 ko 6 acOeveic, avtiotorya). Kavévag aclevic dev mapovciace tayeio emdeivoon
g Tomov 1 vocov tov Gaucher énerta amod ) petdtaén oe povobepomeio pe pryAovotd.

211G avOTEP® 000 HEAETEG, YopnyNOnKe cuvoAlkn d6on 300 mg LyAovoTtdtn nuepnoing oe TPELS
EMPUEPOVS 000eELg. AteENyOn po Tpdcobetn pedétn povobepaneiog oe 18 acbeveig pe cuvolikn doom
ion pe 150 mg nuepnoiog Kot To amoTeAEcata Ogiyvouy HEIMUEVT] OTOTEAECUATIKOTNTO GE GOYKPIOT)
pe pio suvoAlkn 06on tov 300 mg nuepnoimg.

Y€ po avOlKTiG EMONLOVONG, U1 CUYKPLTIKN 2€T HeAétn cvppeteiyav 42 acBeveig e tomov 1 vécso
tov Gaucher, ot oroiot giyov AaPet OYE eni 3 £t ToLALY10TOV KO IKAVOTO1000AY TO. KPLTHpLol
otabepnig vooov yia 2 £tn TovAdyiotov. Ot acBeveic elyav petotedel oe povobepameio pe pryAovotdn
100 mg tpeig eopég nuepnoing. O 6yKog Tov HTatog (KOPLo LETOPANTH OMOTEAECHATIKOTITOG)
mopEREVE apeTdPANTOC amd TV Evapén péypt ) ANEN ¢ Bepancioc. 'E&L acbeveig diékoyav mpdwpa
T Oepameio pe pryhAovotdrn yio AOyovg mhavig emdeivong TN vOGoL, OTms opiletal ot PHEAETT.
Agxatpeig acbeveic diékoyav tn Oepaneio Aoyw avemBOunTov cupfdpatog. Mikpég uécég
uelmoelctng apoceorpivne [-0.95 g/dl (95% CI: —1.38, —0.53)] kot Tov aptdpod TV oponetoriov |-
44.1 x 10%/1 (95% CI: -57.6, —30.7)] mapotnpidnkav avapeca oty vapén kot tm ANEN g



Oepamncioc. Eikoot évag acBeveic ohokAnpmoay Ty 24-unvn Bepaneia pe piydovotdtn. Amd avtodg
Tovg aobeveic, ot 18 Ppiockovtay Katd v Evapén evtog TV KablEpOUEVODVY BEPOUTEVTIKMOV GTOYMV (OC
TPOG TOV GYKO TOL NTOTOC KOl TOV GTANVOG, TOV EMTEIDV ULLOGPUPIvNG Kol TOV aplOpd Tov
aponetadiov, evod 16 acbeveic mapépevay eviog OA®V avTOV TV BEPUTEVTIKOV 6TOY®V KATAH TO
Mnva 24.

Exdnidoeig e tomov 1 vooov tov Gaucher ota 0otd agloroynoniay og 3 avorytéc KAVIKES HEAETEG
o€ acbeveic vid Bepomeio pe prylovotdtn 100 mg tpelg popég NUEPNGIMS Yo StdoTnua £0¢ 2 Xpdvia
(n=72). Amd v aBpo1oTIKY aVAAVGT| N EAEYYOUEVOV SECOUEVAV, Ol TIUEG Z-SCOTe TNG OGTIKNG
TUKVOTNTOG OTNV OGPVIKN LOipa TNG GTOVOLAIKNG OTNANG Kot 6T Stdpuor pnpiaiov avénonkoy
neplocotepo omd 0,1 povadeg and v apykn Tiun og 27 (57%) ko 28 (65%) Tov acbevov pe
SLOUNKELG LETPNOELG TNG OGTIKNG TUKVOTNTAG. AV VANPEAY TEPIGTATIKG OGTIKNG KPioTg,
0GTEOVEKPMOOTG 1 KATAYLOTOG KT T d1dpKeto TG Oepomeiog.

Noococ Niemann-Pick tomov C

H vococ Niemann-Pick tomov C givar pio modd omdvia, otabepd eEeAocopevn Kot TeEAMKE
Boavatneopa VELPOEKPLMOTIKT dlaTapayr], TOL YopokTneileTor amd dlaTapayev) EVOoKVLTTAPLO
drakivnontov Amidiov. Ot veuporoyikéc ekONAMGeL; BewpolvTal deVTEPEVOVGES TNG UN-PLGLOAOYIKNG
GLGGMPEVOTG YAVKOGPYYOMTISIWV GTO VEVPMVIK( KOl TO, VEVPOYAOLOKA KOTTAPO.

Ta 6edouéva TOL TEKUNPLOVOLY TNV AGQHAELN KOL TNV OTOTEAEGLOTIKOTNTO, TOV miglustat 6T vOco
Niemann-Pick tomov C npoékvyov amd pio TpootTiKy] KAVIKE LEAETN AVOIKTHG EMCHLOVONG KOl OO
pio ovadpoptkn emokomion. H kv pedétn coumepiélafe 29 evilkeg Kot veapovg acbeveic oe o
12unvn gleyyouevn mepiodo, akolovbovpevn and napdtaoct Oepaneiag pe GLVOAKN SLAPKELN KATA
uécso 6po 3,9 £ ko €m¢ 5,6 £tn. EmmpocBétag 12 maudiotpikoi acbeveic evdydnkay oe pia pun-
eleyyopevn LIO-UEAETN e GLUVOAIKN dtdpkela Katd péco 6po 3,1 étn kot £wg 4,4 £tn. Meta&d tov 41
acBevav mov evtdydnikoav oty pelém, ot 14 acbeveig EaPav Oepaneia pe miglustat ylo tepiocoTepal
amo 3 ypovia. H emokonnon meprelauPave mepiotatind 66 acbevav mov giyav Aapet Oepameia pe
miglustat ekto¢ KMvikTg dokiung yio péom dwdpketa 1,5 €. Ko o1 600 opddeg dedopévav
wepleAapPovay ToudtaTpikovs, EpnPoug Kot eviiikeg aobeveic e éva evpog nAtkidv amd 1 £wg 43 €.
H ocvvnOng d6om tov miglustat yia tovg eviiikeg acOeveic ntov 200 mg Tpelg opég NUeEPNoime Kot
TPOCUPUOGTNKE LE PACT) TNV ETLPAVELD COUATOG GTOVE TOUOLUTPIKOVG aebeVEiG.

Zuvolika ta dedopéva £de1&ay 0TL 1) Oepameio e miglustat pwopel vo HEIDGEL TNV TPOOS0 TMV KAVIKE,
ONUAVTIK®Y VELPOAOYIKOV GUUTTOUATOV 6€ acbeveig pe vooso Niemann-Pick tomov C.

To 6pehog g Bepanciog pe miglustat yia Tig vevporoyucég exkdnimoels o acbevelg pe voco
Niemann-Pick tomov C npénel va a&lodoyeitat Taxtikd, w.y. kabe 6 pnveg. H cuvéyion tng Oepoameiog
Ba mpémetl va emavekTipndton petd and TovAdyiotov 1 érog Bepameiog pe miglustat (BA.mapdypapo 4.4).

5.2 ®@appokokivnTiKEG 1010TNTEG

Ot QOPUOKOKIVITIKEG TAPAUETPOL TNG UIYAOVLGTATNG a&loloynOnkay og VY1 ATopa, o€ HIKPO apldpo
acBevav pe Tomov 1 voco tov Gaucher, voco Fabry, acOeveic poivouévoug pue HIV, kot og eviikec,
epnPoug ko modd pe voso Niemann-Pick tomov C 1 voco tov Gaucher tomov 3.

H xwvntici g tyAovotdng TopovctdleTot YPOLULUKT 0¢ TPOG T 00T KO LN XPOVOEEUPTDLEVT.
210 VYU ATope 1 LYAOLOTATN amoppo@dTal TaE®S. Ot LEYIGTEC GLYKEVIPMGELS GTO TAGGLLA
EMTVYYAVOVTOL GE 2 OPEG TEPITOL UETE o TN dOoM. Aev €xel KabBoploTtel 1) AmOALTY
Blodwabeoiudmra. H tawtdypovn xoprynom tpoeng LEL®VEL TO T0G0GTO amoppOeNong (To Cmax
pemdnke kot 36% Kot 10 tmax KAOLOTEPNGE KATA 2 DPES), OAAE dEV EYEL CTATIOTIKADG GUAVTIKES
emdpdoelg oto fabud amoppdenong g pryrovotdrng (n AUC peimdnike katd 14%).

O pavdpevog 6yKoG Katavoung e pryAovotdtng eivar 83 L. H pryAovotdn o¢ deopedetar e Tig
TPOTEIVES TOL TAAGHOTOG. H piyAovotdtn amopaxphveTol Kupimg e VEPPIKT| OTEKKPLION, LE TO AmO TO
00pa OVAKTOUEVO aVOAAOI®TO Papudiov va anoterel To 70-80% g 60ong. H pawvouevn amod



otopatog kabapon (CL/F) givar 230 + 39 ml/Aentd. O péoog ypdvoc nuicetog Long ivor 6-7 dpeg.

Metd ) yopiynon epdmot 86ong 100 mg “C-urylovotdrng oe vyieic ebghovtéc, 83% g
padievépyelag avoktnnie ota ovpa katl 12% ota kénpova. ApkeTol petafolriteg evromioTnKayv oTa
obvpa Kot o KOTpava. O gVPICKOUEVOS O PEYOADTEPT) TOCOTNTO LETAPOAITNG GTO 0OVpa TAV TO
YAvkovpovidlo g pryAovotdng mov anoterel To 5% g d6omg. O telkdg ypdvog nulong g
padievépyetlag oto TAdopa ftav 150 h vrodnAdvovtag Tnv Topovcio eVOg 1) TEPIGCOTEPDV
peTofoAT®V pe TOAD peyddlo xpovo nulong. O petaforitng oto omoio amodidetol avtd oev Exel
TPOGIOPIOTEL, OUMDC OVTOC UTOPEL VO, GLCCOPEVETAL KOl VO, PTAVEL GE GUYKEVTPMGELC TOV
vrepPaivovy avtéc g otadepomomuévng KaTAoTaoNG TG LIYAOVOTATNG.

H @oppakokivntikn g wryAovetdrng eivor mopduola oe eViAikeg aobeveig pe voéco tov Gaucher
tomov 1 ko og aoBeveig pe voco Niemann-Pick tomov C cuykptvopevn e auth T@V DYIOV ATOU®V.

Toudrorpikdc TANOvoudg

DoppokokivnTika dedopuéva EAencay amod maidtatpikove acbeveig pe voso tov Gaucher tomov 3
nikiog 3 éoclS etmv, ko and acbeveig pue voso Niemann-Pick tomov C nAikiag 5-16 tmv.
Aocoroyia o modid 200 mg Tpelg POPES NUEPNOIOS TPOSUAPUOCUEVT UE PACT TNV EMUPAVELL CMOUOTOC
enéPepe TYESG Crax Kot AUC, Ttov Ntav mepimov duthdoieg avtdv mov emitevydnkay petd ond 100 mg
TPELS POPEC NUEPNTimG o€ acbeveig pe tomov 1 vdoo tov Gaucher, yeyovog mov GUUEOVEL e TV
YPOLUIKT G TPOG TN 00T QApUaKOKIVINTIKY TG miglustat. Xe otafepomompévn Kotdotaon, 1
GLYKEVTPMOT] TNG MYAOVGTATNG GTO EYKEQPAAOV®OTLOL0 VYPO 6 acBevav pe voso tov Gaucher tomov 3
ntav 31,4-67,2% g cuykévipmong Tov TAAGLOTOC.

[Tepropiopéva dedopéva, o€ acbeveic pe tn voco tov Fabry kat pe dtatapoyn ve@pikng Asttovpyiog
éoe1&av 6t CL/F peidvertan pe ) peiowon g veppikng Aettovpyioc. Eved o apBuog tov atouwmv pe
VeQPIKN ducAettovpyio NoG Kot LETPLOG GOPOPOTNTC NTAV TOAD HIKPOC, TO SESOUEVE VTTOSEIKVOOLY
pia kotd mpooéyyion peiwon tov CL/F g tééng Tov 40% kou Tov 60% avrtictoya, oTnv fua Kot
péTplag coPapodtntag veppikn ovciettovpyia (PA. mapdypago 4.2). Ta dedopéva ot coPapn veppikn
dvodettovpyia meplopilovtan o€ dH0 acbeveig pe kaBapon kpeatvivng petald 18 — 29 ml/min kot dev
uropovv va ooV cuuTEPAGHOTA KAT® amd ovTd To €0pog. Ta dedopéva avtd vTodnAmvouy pia
peiwon tng CL/F xatd 70% tovldyiotov og acbeveis pie coPapr veppikn SucAELlTovpyida.

Me Bdaon to e0pog TV dabéciumv dedopévav, de onueltmdnke Kopio onuavtiky oxéon 1 téon petasd
TOV QOPLOKOKIVITIK®V TOPAUETPOV TNG UYAOVGTATNG KOL TV SNUOYPAPIKAOV UETOPANTOV (NAKia,
deiktng couatikng nalag, yévog | euAn).

Agv vapyovv SabEGIUe. PaPUAKOKIVITIKG dedouéva o€ aobeVElS e NToTikn SucAeitovpyia, o
adld 1 epnPfovug pe tomov 1 voso Gaucher 1 otovg nhikiwpévoug (> 70 etmv).

5.3 IIpoxivika dedopéva yia Ty ooc@drero

O1 K0pleg eMOPACELC, KOWEG € OAN TO E10T), )TOV ATMOAELN COUATIKOD BApovg Kot didppola Kat, Ge
vymAdtepeg d0oeLs, PAGPe Tov YaoTpevtepkod PAevvoydvou (Safpaoelg kot eEédkwon). EmmAéov
emdpdoelg mov mopatnpndniay e {oa 6€ 00GELG TOL 001 YOVV GE eNimeda £kBeong mapopola M
HETPImG LYNAOTEPO OO TO KAVIKO einedo £kBeonc, Ntav ot e&Ng: odhayég ota Aepposidn dpyava
OL®V TOV E0MV TOL EEETAGTNKAY, CAAAYEC OTIC TPOVOOULVAGES, CYNUATIGLOC KEVOTOMI®MV GTO
Bvpeoe1dn Kot 10 TAYKPENS, KOTAPPAKTNG, VEPPOTADELN Kol SL0TAPAYES TOV HVOKAPSIOV GTOVE EMILVG.
Ta gupiuata avtd BempnOnKoy deVLTEPOYEVT] TG ATOVIOG.

H yopniynon ¢ pryAovotding o dppeveg kot Onielg emipvg Sprague-Dawley pécm and otopaTog
oitiong 6w kabetpa yio 2 xpovia o€ emineda 66ong 30, 60 kon 180 mg/kg Muépa eiye w¢ amotélecua
pio avENUEVT GLYVOTNTO EUPAVIOTG DTEPTAUGING TWV SIAUECOV KLTTAP®V TWV 0pye®v (KOTTOPO
Leydig) kot adevoudtov 6Toug AppeveS EMUVG 0 OAO Ta. EMITEDD SOGEWMV. T GUVIGTMOUEVT dOCN O
avOpOTOVG, 1 CLGTNHOTIKY £KOEGN 0T YOUNAOTEPN dOGN NTOV YOUNAOTEPN 1) GLYKPICIUN LE OVTN
7ov mopatnpHOnke atovg avlpmmovg (Bacel tng AUCO-). To eninedo oto 0noio dev moparnpeital
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rapio enidpacn (NOEL) dev tekunprodnke kot 1 dpdor dev rav 00G0eEAPTOUEVT. AgV VIAPYE
ovénon oyeTlOUEVT LLE TO QAPLAKO TN CLYVOTNTO ELPAVIONC OYKOV GTOVG Appeve 1 ONAELS emipvg
0€ OTOLOONTOTE AAAO OPYaVO. MNYOVIGTIKEG HEAETEG ATOKAAVY AV EVAV UNYAVIGHO EIO1KO Y10, TOVG
emipeg, 0 omoiog Bempeitor OTL £xelL PIKPT ONUAGIO Y10 TOVG AVOPDOTOLG,.

H yopfiynon g pyAovotdng o dppeveg kKo OMAetg poeg CD1 péom amd 6TtoHaTog oitiong ot
kafetnpa o enineda doong 210, 420 ko 840/500 mg/kg Mmuépa (Heiwon g d6oNG PETH amd T
xPOVO) Y10, 2 XpOVIN ElXE M OTOTEAEGUA, L0 AVENUEVT] GLYVOTNTO, ELPAVIOTIC PAEYUOVOIDV KO
VIEPTAAGTIK®V PAOPOV 6TO TTayd £VIEPO Kt TV 600 eOA®V. Bdcel tov mg/kg/muépa kat tov
dopbdcemv MG TPOG TIG SLAPOPEG TNG 10l TOV KOTPAVAOV ATEKKPLONG, 0L SOGELS AVTIOTOLOVoAV GE 8,
16 ko 33/19 popég v vynAOTEPT cLVIGT®UEVT 060 6g avBpmdmTovg (200 mg Tpelg popég
nuepnoing).

[eprotaciokd mapaTneNONKoy KOpKIVOUATE 6TO ToYD £VIEPO G OAEG TIC SOOELS LIE PO GTOTIOTIKA
onNUaVTIKN abENGT 6TV opada vymAng doong. H onpacia avtdv tov evpnudtov og avBpdmovg dev
umopei va amokAglotel. Aev vanpye Kouio avénon oxetilOUEVN e TO PAPUAKO GTT GLUYVOTNTO
EUPAVIOTNG OYKOL G€ 0TTOL0OMTOTE AALO OpYaVO.

H pryAovotdtn dev €0€1&e 0mo100MmoTe eVOEXOUEVO LETAALAELOYOVOV 1] KAAGTOYOV®Y OpAcemV 61N
Bacikn cuaToyio SoKIUAGIOVY YOVISIOTOEIKOTNTAG.

Meléteg T0EIKOTNTOC EXAVOLOUPAVOLEV®V OCEMV G EMUVEG KOTEGEIEAY EKPVAIOT KOl OTPOPia TV
OTEPLOTIKMDY SOANVapinV. AAAEG LEAETEC ameKAAVY OV LETOPOAES OTIG TOPUUETPOVG CTEPUATOC
(oVYKEVTPOON GTEPLOTOC, KIVIITIKOTNTO KAl LOPPOAOYI) TOL GLUP®VOVCAY LE pio Tapatnpndeica
HEI®OT TNG YOVIOTNTAG. AVTEG Ol EMOPACEIC GUVEPT GOV OE EMimeda HOONG TPOGUPLOCUEVO Y10 TNV
EMUPAVELD, TOV GAOUOTOG TOPOUOLY LLE EKEIVA TV acBev@V, aAld £de1i&av avaoTpeyotnto. H
uyAovota peimoe vy entPimon tov uPphou/KuNUaTog GTOVE ETIIVG KOl TOVE KOVIKAOVC.
Avoeépinke mopoTETAUEVOS TOKETOS, OVENONKAY Ol LETEUPVTEVTIKEG ATMAELEC KoL TapaTnprOnke
AVENUEVT] CLYVOTNTO AYYELONKDV OVOUAAIDV GTOVG KOVIKAOVS. AVTEG O EMOPAGELG EVOEYETOL VAL
oyetifovian Katd &va HEPOG LE TV UNTPIKT TOEIKATNTO.

e perétn ddpketog 1 €tovg, mapatnpnbnkav oAiayéc ot yarovyio og OnAvkovg emipvg. O
UNYOVIGUOG TG EMIOPAONG OLTHG EIval GyvmGTOG.

6. DOAPMAKEYTIKEX TAHPO®OPIEXZ

6.1 Kotahloyog ekddymv

Tlepeydueva konyakiov

Moayviolo oTeaTIKo.

K& vooc kayakiov

Zehativn,
Tiraviov d10&gido (E171).

Mehdvn eKTOTOONS

Z10npov o&eido perav (E172)
KoaAiov vopoéeidto

Koéppea Adxkiog
[Ipomvievoyivkoin (E1520)
6.2 AocvupatétnTeg

Agv epapuoletat.
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6.3 Awdpkera Long

5 ypoévia.

6.4 Iowitepeg mpo@urdéers katd T @OLaEN TOV TPOIOVTOG

To @appakevTikd ovTd TPOIOV dev amartel W1iTEPEC SLUVOTKEG POANENS
6.5 @von Kol GLETATIKA TOV TEPLEKTT

Yvokevaoio kKoyéAng and PCTFE/PVC kot olovpivio mov mepiéyet 12 (d1dtpnteg kKuywéleg Lovadmv
d0omg) N 21 (un ddTpnTeg KLWELEG) KoK,

Yvokevacio 84 ckAnpdv Kayakiov e pn diTpnTeg KOYEAEG LEGH GE YAPTIVO KOLTI.

Yvokevaocio 84x1 orinpav Koyakiov og S14TpNTeS KUWELEG LOVASI®V dOOTG LEGO GE XAPTIVO KOVTL.
Yvokevacio 84 oKANpaV KoyaKiov 6€ Uun dIATpNTEG KOWEAEG GE OEVTEPOYEVT] GPPAYICUEVN
GLOKEVAGIO [LE KOPTEACL.

Mmropei va, unv KuKAOPOPOUV OLEG 0L GLOKEVAGIES.

6.6 Iowitepeg TPOPLAGEELS UmOPPLYNG

Ka0e aypnoipomointo Qoprakevtikd Tpoidv 1| VITOAELLO TPETEL VO, ATOPPITTETAL COUPDVA LE TIG
KOTO TOTOVG IGYVOVGEC GYETIKES SLOTAEELG.

7. KATOXOX THX AAEIAX KYKAO®OPIAX

Dipharma Arzneimittel GmbH

Oftheimer Weg 33

65549 Limburg a. d. Lahn

T'eppovia

8. APIOMOZX(OI) AAEIAY. KYKAO®OPIAX

EU/1/18/1346/001

EU/1/18/1346/002

EU/1/18/1346/003

9. HMEPOMHNIA MPQTHX ETKPIZHX / ANANEQXHX THX AAEIAX

Huepounvia mpadng €ykpiong: 18 defpovapiov 2019
Huepopnvia televtaiog avavémong:

10. HMEPOMHNIA ANAGEQPHXHX TOY KEIMENOY

Aentopepeic TANPOPOPIES Y10 TO TOPOV PAPLOKEVTIKO TPOIOV glval S1aBECIUEG OTOV SIKTVAKO TOTO
tov Evpaomnaikov Opyoviopod Gapudkov: http://www.ema.europa.eu.
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IHAPAPTHMA 11

IHAPAXKEYAXTHX(EYX) YIIEYOYNOX(OI) I'TA THN
AITIOAEEMEYXH TQN ITAPTIAQN

OPOI'H IIEPIOPIXMOI XXETIKA ME TH AIAOEXH KAI
TH XPHXH

AAAQOI OPOI KAI AITAITHXEIX THX AAETIAX
KYKAO®OPIAX

OPOI'H NIEPIOPIXMOI XXETIKA ME THN AX®AAH KAI

AITIOTEAEXMATIKH XPHZH TOY ®PAPMAKEYTIKOY
MPOIONTOX
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A. HAPAXKEYAXTHX(EYX) YHLEYOYNOX(OI) I'TA THN AIIOAEEMEYXH TQN
IHAPTIAQN

‘Ovopo kot d1evfvven tov(tewv) TopaoKeLaoTN(®V) oL ivor VTeLOVVOC(OL) Y10 TNV OTOOEGLUELCT) TOV

ToPTId®V

Doppel Farmaceutici S.r.1.
Via Volturno 48

Quinto dé Stampi
Rozzano (MI)

20089

ItaAio

B. OPOI'H OI IIEPIOPIXMOI XXETIKA ME TH ATIAGEXH KAI TH XPHXH

DoppokevTikd TPOidV Yo T0 0TTOI0 amoLTEITAL TEPLOPIGUEVT 1aTPIKT cuvtayn (PA. mapdptnua L
[TepiAnym Tov Xapaktnpiotik®v tov [Ipoidvtog, mopdypoaeoc 4.2).

I. AAAOI OPOI KAI AITAITHZEIX THX AAEIAYX KYKAO®OPIAX
o Ex0¢oe1c meprodikic mapakorovdnong tne acpdreias (PSURS)

O1 anoutnoetg yuo tnv vrofoin towv PSURS ywa to ev Adym @appoakeutikd tpoidv opilovion
OTOV KOTAAOYO LE TIC Nuepounvieg avapopds s Evomong (katdioyog EURD) mov mopatifeton
oV Tapdypapo 7, tov apbpov 107y, g odnyiag 2001/83/EK kot k&b emakoiovdng
EMKALPOTOINCNG OTMG ONUOGIEVETAL GTIV EVPMOTAIKY] SIKTVAKT] TUAT] Y10l TO POUPLOKAL.

A.  OPOI'H HEPIOPIZMOI XXETIKA ME THN AX®AAH KAI AHOTEAEXMATIKH
XPHIH TOY ®PAPMAKEYTIKOY ITPOIONTOX

. Yyé0r0 owaygiprong Kivovvov (XAK)

O Karoyog Adelag Kukiogpopiag (KAK) Ba die&aydyet Tig amattodpeveg SpacTnploTnTeES Kot
TAPEUPAGELS PUPUOKOETOYPVOTVIIONG OGS Tapovotdlovtal 6to cupeovndéy XAK mov
mapovctdletar otny evotnta 1.8.2 g doelog kKukAopopiog Kot 0molecdNTOTE ETAKOAOVOEG
gykekpiuéveg avabempnoeig tov TAK.

‘Eva emucoporompévo XAK Oa mpénet va kototebel.
e petd and aitnua tov Evponaikov Opyavicpod Oapudxmy,
® OTTOTESNTOTE TPOTOTOIEITOL TO GVGTNIO SLOYEIPIOTG KIVOVVOD, EISIKA MG OTOTEAEG U ANYNG
VE®V TANPOPOPIDV TOV UTOPOVV VO ETUPEPOVY CNUAVTIKY OAAXYT) GTI GYECT) 0PELOVC-KIVOHVOL
N ©G OTOTEAES LA TNG EMTEVLENG EVOG GNUAVTIKOD OPOCTLOV (PUPHLOKOETOYpOTVIION 1
gloyiotomoinon Kvdvvov).
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ITAPAPTHMA III

EINNIXHMANXH KAI ®YAAO OAHI'TQN XPHXHX
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A. EINIXHMANXH

16



ENAEIZEIX TIOY IIPEIIETI NA ANATPA®ONTAI XTHN EZQTEPIKH XYXKEYAXIA

EEZQTEPIKO KOYTI

| 1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Miglustat Dipharma 100 mg oxAnpd xoydxio

UIYAOLGTATN

| 2. XYNOEXH XE APAXTIKH(EYX) OYXIA(EX)

Kda0e orchnpd kaydkio mepiéyel 100 mg pyAovstdrng

| 3. KATAAOI'OX EKAOXQN

| 4. PAPMAKOTEXNIKH MOP®H KAI ITEPIEXOMENO

21N po Koy aKlo
84 oKnpd Kayakio
84x1 oxinpd KoyakKio

| 5. TPOITIOX KAI OAOX(OI) XOPHI'HXHX

Awfaote T0 POALO 0INYIOV TPV AT TN XPTIOT).
Amo6 otoNaTOC YpNOT).

6. EIAIKH ITPOEIAOIIOIHEH XYM ®QNA ME THN OIIOIA TO ®PAPMAKEYTIKO
IPOION HPEIEI NA ®YAAXXETAI E OEXH THN OITIOIA AEN BAEIIOYN KAI
AEN ITPOXETTIZOYN TA ITAIAIA

Na pvrdcoetal o€ BEon v omoia de PAETOVV Kot dev Tpoceyyilovy To TodLd.

| 7. AAAH(EY) EIAIKH(EYX) ITPOEIAOIIOIHXH(EIX), EAN EINAI AITAPAITHTH(EX)
| 8. HMEPOMHNIA AHEHX

EXP
9. EIAIKEY XYNOHKEY OYAAEHX

10. IAIAITEPEX IPO®YAAZEEIX I'TA THN AIIOPPIYH TQN MH
XPHEZIMOIIOIHOENTON ®APMAKEYTIKON ITPOIONTQN 'H TQN
YHOAEIMMATON ITIOY HPOEPXONTAI AIIO AYTA, EOOXON ANTAITEITAI
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| 11. ONOMA KAI AIEYOYNXH KATOXOY THX AAEIAY KYKAO®QOPIAX

Dipharma Arzneimitte]l GmbH
Oftheimer Weg 33

65549 Limburg a. d. Lahn
T'eppovia

[ 12. APIOMOZ(0OI) AAEIAY KYKAO®OPIAX

EU/1/18/1346/001
EU/1/18/1346/002

| 13. APIOMOZX ITAPTIAAX

Lot

| 14. I'ENIKH KATATAZH I'TA TH AIAOGEXH

| 15. OAHT'TEX XPHXHX

‘ 16. IHAHPO®OPIEX XE BRAILLE

Miglustat Dipharma

17. MONAAIKOX ANAI'NQPIXTIKOX KQAIKOX — AIZAIAXTATOX T PAMMQTOX
KQAIKAX (2D)

A160106T0TOC YPUUU®TOS KdOKAS (2D) Tov gépel Tov TEPIANPOEVTO LOVASTKO aVOyVOPIOTIKO KMOTKO.

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

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

BLISTER

| 1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Miglustat Dipharma 100 mg okAnpd koydxio

pyAovotdn

| 2. ONOMA KATOXOY THX AAEIAY. KYKAO®OPIAX

Dipharma Arzneimittel GmbH

| 3. HMEPOMHNIA AHEHX
EXP
| 4. APIOMOZX ITAPTIAAX

Lot

5. AAAA XTOIXEIA
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EAAXIXTEX ENAEIZEIX TIOY HHPEITEI NA ANAI'PA®ONTAI XTIX EZEQTEPIKEX
YXYXKEYAXIEX

EZQTEPIKH XYXKEYAXIA (Koyakio 6€ KopTéia)

1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Miglustat Dipharma 100 mg cxAnpd Koy dKio

UIYAOLGTATN

2. YYNGOEXH XE APAXTIKH(EX) OYXIA(EYX)

Ka0e oxinpd koydkio mepéyet 100 mg pryAovotdng

‘ 3. KATAAOTI'OX EKAOXQN

‘ 4. GOAPMAKOTEXNIKH MOP®H KAI ITEPIEXOMENO

21N po Koy aKlo
84 orxnpd Kayakio

‘ 5. ME®OAOX KAI OAOZ(0OI) XOPHI'HXHX

Awfaote T0 PUALO 0ONYIOV XPNONG TPV T YPTION
Amo6 oTOUATOC YPNOT

6. EIAIKH ITPOEIAOIIOIHEH XYM ®QNA ME THN OIIOIA TO ®PAPMAKEYTIKO
IPOION ITPEITEI NA ®YAAXXETAI XE OEXH THN OITIOIA AEN BAEIMTOYN KAI
AEN ITPOZEITIZOYN TA ITAIAIA

Na pvidcoetal o€ Béom, TV onoia dev PAETOLY Kot dev Tpooeyyilovv Ta TALdd.

‘ 7. AAAH(EY) EIAIKH(EYX) ITPOEIAOIIOIHXH(EIY), EAN EINAI AITAPAITHTH(EY)

‘ 8. HMEPOMHNIA AHEHX

EXP

9. EIAIKEYX XYNOHKEYX OYAAEHX

10. IAIAITEPEX IPO®YAAEEIX I'TA THN AIIOPPIYH TQN MH
XPHEIMOIIOIHOENTON ®APMAKEYTIKON ITPOIONTQN 'H TQN
YIHOAEIMMATON ITOY NPOEPXONTAI AIIO AYTA, E©@OXON AITAITEITAI
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11. ONOMA KAI AIEYOYNXH TOY KATOXOY THX AAEIAY KYKAO®OPIAX

Dipharma Arzneimitte]l GmbH
Oftheimer Weg 33

65549 Limburg a. d. Lahn
T'eppovia

12. APIOMOX(0OI) AAETAY KYKAO®OPIAX

EU/1/18/1346/003

‘ 13. APIOMOX ITAPTIAAX

Lot

‘ 14. TENIKH KATATAEH I'TA TH ATAGEXH

‘ 15. OAHI'IEX XPHXHX

‘ 16. OAHI'IEX XE BRAILLE

Miglustat Dipharma

‘ 17. MONAAIKOX ANAI'NQPIZTIKOX KQAIKOX - 2D TPAMMQTOX KQAIKAX

O ypapup®Tog KOdKag 2D (EpEL TOV LOVASTKO avayVOPLoTIKO Kmdkd Tov TepAofdveTar.

18. MONAAIKOX ANAI'NQPIZETIKOX KQAIKOYX - AEAOMENA ANAT'NQXIMA AIIO
TON ANOPQIIO

PC
SN
NN
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EAAXIXETEX ENAEIZEIX IIOY IIPEIIEI NA ANAI'PA®ONTAI XTIX XYXKEYAXIEX
TYINOY XAPTINH XYXKEYAXYITA

| 1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Miglustat Dipharma 100 mg oxAnpa xoydxio

UIYAOLGTATN

| 2. ONOMA KATOXOY THX AAEJAY KYKAO®OPIAX

Dipharma Arzneimitte]l GmbH

| 3. HMEPOMHNIA AHEHX
EXP
| 4. APIOMOX ITAPTIAAX

Lot

5. AAAA XTOIXEIA
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EAAXIXETEX ENAEIZEIX IIOY IIPEIIEI NA ANAI'PA®ONTAI XTIX XYXKEYAXIEX
TYHNOY BLISTER 'H XTIX TAINIEX

TYHOY BLISTER 'H XTIX TAINIEX

1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Miglustat Dipharma 100 mg oxAnpd koydakio

miglustat

‘ 2. ONOMA TOY KATOXOY THX AAETAY KYKAO®OPIAX

‘ 3. HMEPOMHNIA AH=ZHX

EXP

4. APIOMOZX ITAPTIAAX

Lot

5. AAAA
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B. PYAAO OAHI'TQN XPHXHX
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DvLho ooV ypions: [IAnpoeopicg yia Tov yprioTy

Miglustat Dipharma 100 mg oxkAnpa koydxua
UIYAOLGTATY

AWPacTe TPOGEKTIKA OAOKAN PO TO GVAAO 0ONYIAOV YPTONG TPV UPYICETE VU TAIPVETE AVTO TO
PaproKo, OL10TL TEPLAGUPAVEL ONUAVTIKES TANPOPOPIES Y10 GUG.

- DuAGETe aVTO TO PUALO 00N YDV YpioTS. Towg ypetaotel va To dtofdoete Eavd.

- Edv éxete mepartépo amopieg, pmTNOTE TOV Y1OTPO 1 TOV POPUOKOTOL) COG.

- H ocvvtayn yio avtd 1o eappako yopnyndnke amokAeloTika yio oog. Aev Tpénel va ODGETE TO
@apuoko o€ GAALovc. Mmopel va Toug TPOKaAEGEL BAAPT], OKOUO KO OTOV TO GUUTTOUOTO TNG
ac0éveldg Tovg givar id1a pe ta S1kd Goc.

- Edv mapotmpfoete kamoto avemBOunT evépyela, EVIUEPOOTE TOV YIOTPO 1) TOV POPLOKOTOLO
o0c. Avtd 1oydel kat yio Kabe mhoavn avemBOunt eVEPYELD TOV JEV OVAPEPETUL GTO TAPOV
@OALO 0OMy1dV ¥prione. BAéme mapdypapo 4.

T epréyerl 1o mapoév @OAA0 00N YLOV

T etvon To Miglustat Dipharma kot oo givon 1 ¢prion tov
T mpéner va yvopilete npv mapete to Miglustat Dipharma
IMog va ndpete to Miglustat Dipharma

[TBavéc avemBounteg evépyeteg

[Mog va puidooete to Miglustat Dipharma

[epieyodpevo ¢ cuokeLAGLOG Kot AOUTEG TANPOPOPTES

A

1. T givan To Miglustat Dipharma kot wowa gival n yp1on Tov

To Miglustat Dipharma mepiéyet tn dpactiKn ovoia yAOVGTATH 1) OTTOi0 AVIKEL GE [i0 OLAd0
QopUaKv Tov ennpedlovy Tov petafolopnd. Xpnoonoteitar yio ) Oepaneio dvo mabncewy:

. To Miglustat Dipharma ypnoiponoicitor yio ™ Ogpaneio Tng Nmog £mg pETPLOG
cofapotnrag g TOmov 1 vosov Tov Gaucher 6g gvijhkeg

2v tomov 1 voco tov Gaucher, pio ovoia Tov AEyETaL YAVKOGUALOKEPUIOIO OEV ATOUOKPVVETAL OO
TOV 0pYOVIGHO GOC. EEKIVAVE GUCCOPEVETAL GE OPICUEVE KOTTAPO TOV CVOGOTOUTIKOD GUGTNLOTOC
TOV 0PYOVIGHOV. ATOTEAECILO AVTOV LITOPEL VO Elval 1 S1OYKMGT TOL NTOTOG KL TOV GTANVOG, Ol
UETAPOAEG OTO aiplal KOl 1] VOGOS T®V 0GTMV.

H ovvnng Bepamneio g tomov 1 vésov tov Gaucher eivar 1 Oepaneio vrokatdotaong evivuwv. To

Miglustat Dipharma ypnoionoteiton poévov 6tav n Oepaneio vrokoTdcTaong EVEOU®Y OV
gvdeikvotal.

. To Miglustat Dipharma ypnowponoicitor eniong yio 11 Ogpomeio TOV EKPUAGTIKOV
VEVPOLOYIK®V COPUTTORATOV TNG vocov Niemann-Pick tvmov C og gvijMkeg Kon 6€ Taidid.

Edv éyete vooo Niemann-Pick tomov C, Mmtidio 6nw¢ ta YAVKOGPIYYOMTIO0 GLECO®PEVOVTOL GTA
KOTTOPO TOL EYKEPALOV GOG. AVTO UITOPEL VOl EMPEPEL DAUTAPUYEG OTIC VEVPOAOYIKES AELTOLPYIES,

OT®G apy”N Kivnon T@v oeOuAU®Y, 160PPOTIN, KOTATOGT Kol UviuN, KoOMS Kol GTAGIOVG.

To Miglustat Dipharma dpa avactéAlovtog 1o EVOUHo ‘«GLVOETACT) TOV YAVKOGUALOKEPALLOIOV»  TOL
glvar vtevBvvo Yo To TPMTO 6TAS TNG GHVOESTC TOV TEPIGTOTEPOV YAVKOGOLYYOMTISIWV.

2. T npéner vo yvopilete mpv ndpete To Miglustat Dipharma
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Mnv napere 10 Miglustat Dipharma

- o€ mepinTwon oAAEPYiOg OTN LYAOVGTATN 1) GE OTOLOONTOTE AAAO OTO TOL GVGTATIKA CLTOV TOV
QOPUAKOV (CVOPEPOVTOL GTNV TAPAYPUPO 6).

IIpogidomon)oEls Kol TPOPUAGEELS

AmevBuveite otov YiaTpd 1 TOV QOpPLOKOTOLO Gog Tpvrdpete To Miglustat Dipharma
. €bv TaoyETE OMO VEPPIKN VOGO

. €0v maoyete omd NRATIKY VOGO

O y1atpdc oag Ba kdver Tig akdAovbeg e€etdoelg Tpv and T Bepaneio Kot KoTd T SLdpKeELD TNG
Oepaneiog pe Miglustat Dipharma:

. e€étaomn TV VELPWV 0TA AV KOl KAT® GKPO GOG

. pétpnon Tev emmédwv g Prrapivng Bio.

o TapakorlovOnon e avantuéng, edv eiote Tadi | Epnpog pe voso Niemann-Pick tomov C
. TOPOKOA0VONGT TOV APBLOD TV oHOTETAAM®Y

H ottoloyio avtov tov eAéyyov eivat 6Tt Kamolol acBeveig £(0vv TOPOVGLICEL GOUTTM LT
CUVPUNYKIAGUOTOS) 1 LOVOIAGLOTOC GTA ¥EPLO, KOl 6T TOOLQ, 1) [0l LEIMGT TOL COUATIKOV BApovg
eva émaipvov to Miglustat Dipharma. Ot e€gtdoeig o fondncovv o 10Tpd GOG Vo ATOPAGIcEL KOTA
OGOV T0, GUUTTAOUATO AVTA 0PeilovTal 0N AcBEVELD Gag 1] 08 AAAEG VTLAPYOLGEC TAONCEIC 1)
opeilovtar o€ avembounTov evepyelmv tov Miglustat Dipharma (yio mepiocdtepec Aentopépeteg, BA.
ITapdypago 4).

Edv éyete didppota, o yatpdc cog icme cag {ntoet va aAAAEeTe TN O10TPOPY| GOG Yo Vo LElmBel 1)
TPOSANYT 60¢ 6€ AakToln Kot vdatavipakeg, OTmG 1 cakyopoln (Cayopn amd (oyapokdiapo) 1 va
unv wépete o Miglustat Dipharma pali ue tpo@1|, | Vo LELOGETE TPOGMPIVEA T 6OGT GaG. X
OPIGUEVEC TEPUTTMOELG O YLOTPOS UITOPEL VO GLVTAYOYPOPTOEL AVTIOLOPPOTKE PApLOKE OTTWOC M
Aomepapion. [epmrtdoeig vosov Tov Crohn (pia AEYLOVOING VOGOG TOV £nMpedlel To EVTEPO) EXOVV
avapepbei og acBeveic pe vooo Niemann-Pick tomov C mov éhafoav Oepomeio pe Miglustat. Edv 1
dappold cag dev avtamokpldel oe oV T Ta LETPA, 1| AV EXETE OTOLAONTOTE AN KOTALOKT] EVOYANGT,
GLUPOVAELTELTE TOV YIATPO GUC. X TETOLN TEPITTOOT, O YIUTPOG GOG UTOPEL VO ATOPAGIGEL VO
Ste&dryel TEPAUTEP® TOPAKAIVIKEG EEETATELS, Y10l VO SLOMIGTAOGCEL OV LITAPYEL AAAT CuTio TOV
CUUTTOUATOV GOG.

Ot Gvdpeg acBeveic Tpémel va ypMOILOTOI00V aELOTIoTES HEBOSOVG AVTIGOAANYNG KATA TN d1dpKELDL
Kot enl 3 pMveg petd and v oAokAnpmon g Bepaneiog pe Miglustat Dipharma.

Moword kon £pnpor
Mnv divete owtd T0 PApOKO Gg Todld Kot pPPovg (NAkiog kdtm tov 18 eTdv) e tHmov 1 voco tov
Gaucher eng10m] dev glvar yvootd gdv givar omoTeEAEGHATIKO GE QVTY T VOGO.

Alha gappoxo kot Miglustat Dipharma
Evnuepmote tov yiatpd 1 T0V QopUoKOTTOl0 cag 6V maipvete, £xete mpoOSPATA TAPEL 1) itopel val
TAPETE AALOL PAPLLAKAL.

Evnuepdote 10 y10tpd 60¢ GV TAIPVETE PAPLOKO TOV TEPLEXOVY LLULYAOLKEPAGT], TO OTTOT0
YPNOLOTOLOVVTAL OPIGHEVES POPEC TavTOYpova e To Miglustat Dipharma. Mmopet va peidcsovv v
mocotnta Tov Miglustat Dipharma ctov opyavioud cag,.

Kinon, Oniaopdég kor yovipotnra

Agv mpénet vo mapete 1o Miglustat Dipharma edv giote £€ykvog 1 av okomeveTe va petvete £ykvog. O
YTPOG GO UTOPEL VO 60 dDGEL TEPIocOTEPEG TANPOoPopies. Evoowm naipvete to Miglustat Dipharma,
TPENEL VO, YPNCIUOTOLELTE 0mOTEAEOUATIKT LEOOSO avTiIcOAANYNG. Mnv OnAdlete evocm maipvete To
Miglustat Dipharma.

Ot dvdpeg aoBevelc Tpémet va ¥pNGILOTOI0VV a&LOTIOTEC LEBOSOVG AVTIGVAAYNG KOTA T dldpKeLd
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¢ Oepameiog Tovg Kat ylo 3 ufveg HETd TV OAOKANpwon ¢ Oepamneiog pe Miglustat Dipharma.

Edv eioteéyvog 1 Onhalete, vopilete 6T1 pmopel va gioteéykvog N oxedalete vo amokTNGETE TOLdi,
{ntmote ) cLUPOVAN TOVL YLATPOV 1 TOV PUPHAKOTOLOD GOG TPIVITAPETE CVTO TO PAPLAKO.

001yN 01 Kot YEPIOROS PNV LATOV
To Miglustat Dipharma evdéygtot va cog mpokarécet {aAn. My odnyesite | un xpNOLUOTOIEITE
omoladNTote epyaieio 1 unyavinpato ebv aicdveote COAN.

3. Iaog va mapere 10 Miglustat Dipharma

[Tavtote va maipveTe To PAPUOKO CLTO CVGTNPE GOUPOVO. LE TIG 0N YiEg TOV YioTpo¥ cag. Edv £yete
OUEIPOMEC, POTAGTE TO YLOTPO 1) TO PUPLLOKOTOLO GG,

. IN'e v To70V 1 véoo Tov Gaucher: I'a Tovg evihikeg pe tnv tomov 1 vocso tov Gaucher, 1
ouviOng 86om givar éva koydxto (100mg) tpelg popég v Nuépa (Tpwi, peonuépt kot fpadv).
Avtd onpaivel pia péytotn d6om tpdv kayaxiov (300 mg) nuepnoing.

. I'ie. T vooo Niemann-Pick tomov C: "o Tovg eviAikeg Kot Tovg eprfovug (avm tov 12 etav),
N ovvning 800 givar 6o kaydkia (200 mg) Tpelg Popéc TV NUEPA (TPmi, LESTUEPT KO
Bpddv). Avtd onpaiver pio péyiom do6on €& kayakiov (600 mg) nuepnoimg.

IMao toud1d niakiog pkpoTepng Tov 12 £T®V, 0 Yatpog cag Ba Tpocappodcet T 666n Yo T VOG0 nn-
Pick tomov C.

INa tovg eviikeg pe ) tomov 1 voso tov Gaucher, n cuviOng 66om gival éva kaydkio (100mg) Tpelg
Qopéc v NuEpa (mpmi, peonuépt kot fpadv). Avtd onpaivel pio péEyoTn d0om POV Koyakinv
(300mg) nuepnoing.

Edv avtipetonilete mpofAqpota pe Toug veppolc cog, umopel va AaPete pikpotepn 86om Evapéng g
Oepoameiag. O yiorpdc oog punopei va petdoet T 0001 6ag, .. o€ éva kaydkto (100 mg) pia 1 600
QOPEC TNV NUEPQ, GTNV TTEPITTMOOT TOV VITOPEPETE A0 O1apPOota KaTd T Afyn Tov Miglustat
Dipharma (BA. mapdypago 4). O yiatpog oag Ba cog mel oo ypdvo Ba dapréoet 1) Bepaneia cag.

Mmopeite va mépete To Miglustat Dipharma pe 1 yopic tpogn. Oa TpEmel va Katamieite 0AOKANPO TO
KOWAKLO e Eva ToTpL vePO.

Eév napete peyorvtepn 66on Miglustat Dipharma amé Tnv kavovik

Edv mépete mepiocotepa koydxia amd 0,Tt cag £xel VTodeyDel, cupPovAievTeite AUECWOS TO YIUTPO
cog. H pryhovotdrn €xet yopnynBet oe khvikég dokipés o 06celg Emg kot 3.000 mg: owtd mpokdrece
Lelmon Tov aplBUo TOV AEVKOV HOcOULpimV Kot GAAES aveTBOUNTEG EVEPYELEG TOPOLLOLES LLE
€Keveg mov TEPypaPovVTOL GTNV TaPaypapo 4.

Edv Egyaoete va mapete To Miglustat Dipharma
[Mépte 0 eMOUEVO KAWAKIO GTOV GLVHON ¥POVO. MNV ThpeTe SITAT HOGT Y10 VO OVOTANPDOGETE TN
doon mov Egydoarte.

Edv otapatiioete va maipvere To Miglustat Dipharma

Mn ctapoartioete va naipvere to Miglustat Dipharma yopic va éxete mpdta cuppovievtei 10 yoTpo
60G.

Edv éyete meprocdtepeg EpOTNGELS GYETIKA LLE TN XPTOT) AVTOV TOV POPLAKOV POTHGTE TO YTPO N TO
(QOPLOKOTOLO GOC.

4. MBavég avemOOunTeg evépysereg
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Onwc 6Ma o pdppoka, £T6t Kot avTd TO EAPLOKO UTOPEl VO TPOKAAESEL AVETIOVUNTEG EVEPYELEG AV
KoL 0eV TaPovo1alovTal 6e OAOVS TOLS OVOPHOTOVG.

2oPapdtepec avemBOUNTES EVEPYELEC:

Mepikoi ac0eveig eiyav EKONAMGEL KUUPUNYKLAGHO 1] LOVOLAGHLO. GTO, EPLO. KOL TO TOOLO,
(rapovordleror ovyva). Avtd pmopel va sivot onueio TEPLPEPIKNC VELPOTAOELNG, TOL OPEILOVTOL GE
avemBounteg evépyeieg tov Miglustat Dipharma 1 umopei va opeidovtar o€ vaapyovceg mabnoeic. O
Ywtpog cag O ekTeAETEL LePIKODS EAEYYOVG TPV Kol KaTd TN dldpKeta TG Bepaneiog pe Miglustat
Dipharma yio va 1o a&loloyneet (PA. moapdypao 2).

Edv 0vtmg ep@avicete KAmowo and auTd To CUPTTONATO, TEPIKIAOVNE cVRPovAigvTEITE TOV
YwaTPO GG TO GLVTOPOTEPO dVVATO.

Edv gpgavicete Evav ELa@pd Tpopo, cuvidog Tpepodiacpa ota xEpra, copfovievTeite TO Y10TPO
060G 10 GLVTOUOTEPO duvatd. O TPpOUOG cLyva eEapavileTal, xwpig va xpelaoTel vo SIUKOWETE TN
Oepaneio. Mepicég popEg 0 Y1oTpdg GOC UTOPEL VA YPELNGTEL VAL GOG PEIDMCEL TN dOCT 1] VO SLOKOWEL TN
Oepaneio pe Miglustat Dipharma yia vo otopaticel Tov Tpopo.

oA ovyvéc: (evdéyetan va, ennpedlovy mepiocdtepo amd 1 ota 10 droua)
Ot ovyvotepeg avemBounTeg evépyeleg eivat dtdppota, LeTeE®PIoUOS (a€PLa), KOIAOKO (GTOHOYLKO)
GAyoG, ATOAELD. COUATIKOD BAPOVG KO UEIMUEVT) OPEE).

Eav yéoete Miyo copatikd papog xatd v Evapén g Bepaneioc pe Miglustat Dipharma, unv
avnovyeite. Ot avBpwmol cuvnbw¢ otapaToby vo ydvovv Bapog Katd T cuvéyion g Beponeiag.

Yoyvéc: (evoéyeton va emnpedlovv péxpt 1 ota 10 dtopar)

Ot ouyvég avemBounteg evépyeleg g Bepamneiag mepthappdvovy kepaiolyia, CaAn, TapoacOncio
(«poppnyKloopoy 1 HoHOLOC ), LI PLGIOAOYIKO GUVTOVIGUO, VITalcONcia (Letpévn aicOnon aeng),
dvomeyia (Kavco), voutia, SVGKOIAOTNTO, KOl EUETO, POVSKMU 1] SVGQOpPIa oTIV KOWAA (GTOopAYL)
ka1 OpopPornevia (petwpéva eninedo arponetoriov). Ta vevporoyikd copntdpoto Kot 1 Opopforevia
umopel va opeilovtal 6Ty vokeipevn voco.

Aleg mbavig avemBounteg evépyeleg ivar poikol omacpoi 1 advvapio, kKOT®o, piyn kat aicOnua
KaKovyiog, KoTadAyT, SuoKOAIN GTOV VITIVO, K OMAELN LVAUNG KOl LEWWUEVT] GEEOVOAIKT emBupia.

210vg meP1060TEPOVS aoBeveic mapovoialovtan o 1| TEPIGGOTEPES UM AVTEG TIG AVEMBOUNTES
gvépyeleg, cuvnOmg kaTd TV évapén e Oepaneiog 1| TePL0dIKA Katd TN didpkela g Oepameiag. Ot
TEPIOCOTEPEG MEPUTTMOGELS, EIVAL EAAPPAS HLOPPNG Katl eEapaviCovTon apkeTd ypryopa. Edv kdmola amd
aUTEG TIC avemBounteg evépyeleg Tpokodel TpofAnuata, coupfovievdeite To YiaTpod cag. Mrmopei va
pewwaoet ) d6om Tov Miglustat Dipharma 1 va cuetioel Ghia edppaxa yia vo fondrcovv otov
EXeYY0 TV OVETIBOUNTOV EVEPYELDV.

Ava@opd avemOOunTOv gvepyel®v

Edv mapotnpfoete Kamoto avemBOunTn evépyeLd, EVILEPMDGTE TOV YIOTPO 1) TOV QPOPLOKOTOLO GOG.
AvT10 1oy0et Ko Yo kéBe mbavr avemBountn evépyela mov dev avapEPETal 6To TaPOHV GUALO 0ONYIDV
ypnone. Mmropeite emiong va avapépete avemBounTeg evépyeleg anevbeiag, Léow Tov Bvikond
GULGTHLOTOG OVOPOPAS TTOL avarypapeTal oto [lapdptnua V. Méowm g avapopds avemopuntov
EVEPYEIDV UmOpeiTe Vo, fonBNcETE TN GLALOYN TEPLOCTOTEPMV TANPOPOPLDV CYETIKA LLE TV ACPAAELL
TOV TTOPOVTOS POPUAKOL.

5. Iog va pvrdocete To Miglustat Dipharma
To @appoko ovTd TPETEL VO PUAACCETAL GE PEPT] TOV OgV TO PAETOVV Kal OV TO POAVOLV TO TOdLA.

Na pn ypnoiponoteite avtd 10 GAPUOKO UETE TNV Nuepopunvia ANENg mov avaeépetot 6to blister Kot
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kovti petd v "EXP". H nuepounvia AMEng eivar 1 televtoio npéPa TOL PHVO TOL OVOQEPETOL EKEL.
To @appaxo avtd dev anartel Witepeg cuvOnKes EOAUENG

Mnv metdite @APUAKA GTO VEPD TNG AOYETELONG N OTA OKLOK(A amoppitpata. Potiote tov
QOPUOKOTOLO GOG YOl TO TS VO TETAEETE TOL PAPLLOKO TTOV OEV YpNoLlomoteite mo. Avtd to pétpa Ba
BonBnoovv oty Tpoctacia Tov mepiPdAiiovtog.

6. IIepreydpeva TS GVGKEVLUGINS KUl AOUTES TANPOPOPIES
T epréyel To Miglustat Dipharma

- H dpaotikn ovoia givar miglustat. Kabe oxinpd kawydkio mepiéyel 100 mg miglustat.
- Ta GAAa cvoToTKd gival poyviolo oteatiko, (elativ, Titaviov doégidio (E171), owdnpov
o&eidio pérav (E172), mpomvievoyrlokoin (E1520), kaiiov vdpoceidio, Koupea Adakiog).

Epg@évion tov Miglustat Dipharma ko wepieyépeva g cvokevaciog

Agvkd, adtopovi okAnpd Koydkio pe to arotumouo «DPHO02» ce poadpo ypduo meve 6To KOmTaKt Kot
"100" pe Lopo PO GTO GO TOL KOWAKIOov.

O1 kdyovireg Tapovoidlovror oe cuokevaocies Koyéing PCTFE/PVC kot akovpviov, 6e cuokevacia
84 cKrnpdv KoyaKiov 6 1N SIATPNTEG KOYEAEC GE YOPTIVI] GVOKELOGIN 1] GE OEVTEPOYEV
COPAYIGUEVT] GVOKELOGIO, [1E KOPTEL Kal 84X 1 GKANPOV KayoKiov g SIATPNTEG KOYELEC LOVAd MV
d00o1g o€ YAPTIVI CLCKEVAGIA.

Mmnopei va, unv KuKAOPOpPOLV OLEG 0L GUOKEVAGIES.

Kéroyog Aderag Kvkhogopiac:
Dipharma Arzneimitte]l GmbH
Oftheimer Weg 33

65549 Limburg a. d. Lahn
I'eppavia

IHopackevaotig:

Doppel Farmaceutici S.r.1.

Via Volturno 48

20089 Quinto dé Stampi - Rozzano (MI)
ItaAio

To wapdv @UAA0 00N YIOV Yp1ioNS avaOe®P1)ONKE Y10 TEAELTOIO POPE GTIS

Addeg TNYEG TANPOPOPLOV

Aentopepeic mAnpoopiec yio 1o appako avtd gival dabéoiueg otov dikTvaKd 1010 Tov Evponaikon
Opyaviopot @oppdkwv http:// www.ema.europa.eu.
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