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Cerebrum DX

Awayvwon
Mpoyvwon
Awaxeipion

Ot Cerebrum DX® civai uia osipd amé KAIVIKG TEKUNPIWUEVEG LIOVOYOVIBIAKES Kal
moAvyovibiakéG e€etdoelg, ue uYnAn evaiobnoia kat €6IKOTNTA, Ol OMOIEC
avaAUouv Ta yovidia mmou oxetifovtal E KANPOVOUOUUEVEC VEUPOAOYIKES
Kal avamtuélakéc Slatapayéc. XTo YEVIKOTEPO PACUA TWV KANPOVOUOUUEVWY
VEUPOUUIKWV & VEUPOEKPUAIOTIKWYV TTaBROswyY, ol €EETAOEIC QUTEG aQOopPOUV:

» Muikég Avotpogpieg

» MuomdOeieg

» [ToAuveupomdBeieg

» [MaBnoei¢ KivntikoO Nevpwva

» Mitoxovéplakég MuomdOeieg

» [MlaBnoei¢ Kavaiiwv [6vtwy

» MuaoBEveieg

» Kat AAeg Neupouvikég MabBroeig

OL yoviSLakeég e€etdoelg Cerebrum DX® mpoodépouv péyiotn Stadopikr Stayvwon,
€€0LKOVOUWVTOC MOAUTLLO XPOVO KoL KOOTOG aVa Tepinmtwon acBevn.

Ta yovidid cag piAouyv, epeic petappaloupe

( \ G e n ekor W: www.genekor.com T: 210 6032138

7 Committed to Biotechnalogical movation ~ E2 iINfO@genekor.com  F: 210 6032148
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OPIFTANQTIKH EMITPOIH

KAnuevtivn E. Kapayewpyiou
lewpylog KoAiog
Avtwviog Auyeptvog
NikéAao¢ Koutoootdong
AnuooBévng Mmoupog
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H Emotnuovikn Etaipeia Zmaviwv Mabricewv kat Oppavwv Qapudkwy (E.EZ.M.0.0.), mapa
TI¢ TepdoTieC Suokohieg mou SnuioVpynae n mavonuia Covid-19, cuveyilel To €pyo TNG evnué-
PWONC KAl EMUOPPWONE TWV LATPWY oTa Xravia Noorjpata pe tnv opydvwaon tou 3° Mavel-
Anviou Xuvedpiov Tng otnv Trvo, 010 'I8pupa Tnviakov MoAitiopov, 15-17 ZentepPpiov
2022 e QUOIKA TTapouaia.

YKoTO¢ Tou cuvedpiou gival, OTw¢ AAwWOoTE Kal aTa SU0 mponyoUUEeva ouvéSpLa, N vnUépw-
0N TWV LATPWV OAWV TWV EISIKOTATWY OTIC CUYXPOVEC EMOTNUOVIKEC EEENIEEIC OTOV TOPED TWV
Ymaviwv Mabrcewv kat Opeavwv OapUaKwy.

H éN\epn evnuépwong, euaicbntomoinong Kat avaltnong Twv oTaviwy Voohuatwy and
TOUC LaTPOUC KAl TIC UTTNPETIEC LYeiac odnyei o AavBaouévec Slayvwoelc ,ueydin kabuoTé-
pnon TN S1ayvwong Twv VOO UATWY auTwY, e amoTéNeopa AavBaouévn Kal avemapKr Te-
PIBAAYN, e TEPATTIEC PUXOKOIVWVIKEG EMMTWOELS TOOO TWV A0BeVWY, 6G0 KAl TWV CUYYEVWY
TOUC.

Ta teleutaia xpdvia €xouv apyxioel va pgavifovtal véeg Bepareieg yia Ta Voo ata autd pe
oppavd eappaka. Eival otoxeupévee Bepameiec OKEUAOUATWY L€ CUYKEKPIUEVN Spdon Hovo
0TO VOO aTa auTd W Kat YoviSlakég Beparmeiec.

Mpodkertal yia Bepameiec uPnAoL KOGTOUC OV ameuBuvovTal o€ HIKPO TMANBUGUO acBevav,
amairteitat amoAuta opbry Sidyvwaon kai odnyouv o Beapatikr BeATiwon TN KAIVIKAC EIKOVAC
TOU TACXOVTOC,.

H levetikr amotelei o Baciko umdoTpwia oMWY and Ta omdvia voorpata. Mo 1o Adyo autd
N TPWTN HéPa Tou ouvedpiou eival aPlEpWHEVN O KAIVIKO QPOVTIOTHPLO [EVETIKNC amo To
A - Q, yla TNV Katavonon Twv TaBOYEVETIKWY UNXAVICHWY EUPAVIONG TOANWY OTTaviwy vo-
onuAtwv. EPmelpol EMOTAUOVEG e AMOKAEIOTIKOTNTA OTN YVWON TNG YEVETIKNAG o€ BdBog Ba
avanmTuEoUV TIC ITUXEC TNG KAl TV EQAPMOYN TNE 0TA GTTAVIA VOCH UATA.

JTIC EMOUEVEC NUEPEC Ba TAPOUGIAGTOUV EICNYATELG KAl GTPOYYUAA Tpaméia and emoTho-
VEC S1apOpwV EISIKOTATWY TTOU APopolV Ta vedTepa dedopéva Kal TIG EEENIEEIC 0TO TOUED TWY
2maviwv Mabroewv, og EPELVNTIKOG, KAIVIKO Kal BepameuTikd emimedo.

Oa avakolvwBoUV VEEC KaVOTOES Bepareieg yia ommavia Kal LEXPL CAEPA aviaTa VOO aTa.
HmpoondBela pag e€aopahiong Bepatohoyiag uyniou emméSou Kat KATASIWUEVWY OUIANTWY
0TO TOMEQ TWV ZTaviwy mabrocwv amoteholV To €va OkENOG TG EMTUXIAC Tou cuvedpiou.

H mapouaia cuvédpwv e evepyd ouppeToxr 0TO CUVESPIO Kal KpITiKN Ba amoteléoel Tn pa-
XOKOKOAIA yla TV emtuyia Tou ouvedpiou. Evioxvetal og peyahitepo Babud o otoxog tng Ae-
TITOUEPOUG OUYXPOVNG EVNUEPWON TV LATPWV 0Ta Xravia NooHuaTa e TNV CUPKETOXT 00,
pe emakdAouvBo Tnv emiteLEN TOU OTOXOU, TNV Evioxuon Kal oTAPLEN Tou épyou TG EEXMOO.

Yag Mepipevoupe otnv TRvo
H Mpéedpog tn¢ EEXNOD



PTC) THE ROAD LESS
{ THERAPEUTICS . TRAVELLED:

An overview of AADC deficiency misdiagnosis:

AADC deficiency is a Patients with AADC deficiency
rare, inherited disorder of develop frequent paroxysmal
neurotransmitter synthesis events, including®

caused by mutations in the

DDC gene that is characterised
by severe combined deficiency ¥ Oculogyric crisis
of dopamine, serotonin,

» Myoclonus
noradrenaline and adrenaline’?

?» Chorea

» Tonic or dystonic '
a » posturing of the limbs

When the differentiation of epileptic Patients with AADC deficiency
and non-epileptic seizures is typically present with normal
clinically difficult, making a definite EEG findings>*

differential diagnosis will require
the recording of an ictal EEG and
subsequently demonstrating EEG
seizure discharges corresponding to

paroxysmal spells® A
==

e A A AN MY N
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PTC Therapeutics has initiated several programmes to support screening for AADC
deficiency.

For more information on PTC Therapeutics screening programmes, please contact:
AADCtesting@ptcbio.com



FINDING A PATH TO
DIAGNOSIS IN RARE
NEUROTRANSMITTER
DISORDERS

Sharing best practice to aid earlier identification — A focus on epilepsy

The paroxysmal movement The differentiation of
disorder in AADC deficiency epileptic events and non-epileptic
is often misinterpreted as paroxysmal movements is a
epileptic seizures®* key diagnostic step for the

» Although epileptic seizures may ac!er?uAa/tAeDn&aga%?mentgf patients
occur in patients with AADC wit eticiency
deficiency, they are uncommon®*
® ® © ®
® ® ® e
®
@ N @

Any child who presents with Core diagnostic
oculogyric crises, especially tests include:?
accompanied by developmental

. » CSF neurotransmitter
delay and autonomic symptoms,

metabolite analysis v 4
should be evaluated for s Geneti .
. . 3 enetic testing 2V 4
AADC defmlency (DDC gene)
» Plasma AADC
enzyme activity assay
o At least 2 of 3 diagnostic tests
. should be positive.? To confirm

AADC deficiency, genetic
testing should be performed?

AADC, aromatic L-amino acid decarboxylase; DDC, dopa decarboxylase; EEG, electroencephalogram.

References: 1. Himmelreich N, et al. Mol Genet Metab. 2019;127:12-22; 2. Wassenberg T, et al. Orphanet | Rare Dis. 2017;12:12; 3.
Ito S, et al. Dev Med Child Neurol. 2008;50:876—878; 4. Manegold C, et al. | Inherit Metab Dis. 2009;32:371-380; 5. Gucuyener K, et
al. Ann Indian Acad Neurol. 2014;17:234-236.

Developed and funded by PTC Therapeutics for healthcare professionals only. GR-AADC-0203 | Sept. 2022
© 2022 PTC Therapeutics. All rights reserved.
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5000 acOeveig €xouv AaBel Oepaneia

pe Evrysdi naykoopiwg*

To Evrysdi eiva n TpWTN Ko OVOSIKN BEPOTEIR SMA OTO OTHITI VE OMOBESEIVIEVN
GMOTEAEOPATIKOTATA 0€ EVAAIKES, TAIBIC KOl BPE®N NAIKIGS 2 PRVWY Koil avw?

To Evrysdi npoogépet To Evrysdi eivat kaAa
onpavukn ‘ avektd xwpig Stakoni
anote\eopatikotnTa nou oxetietal pe

o€ evav eupu NnAnBucp o G e o 1 )
acBevwv pe SMA3S EMV{)KZ:ZC pa)\ét:q‘ o TOU UMOPEL VA PEWWCEL
H ka®npepwii 86on TOV POPTO TWV acOeVwV

e§aopalileitn Kat THC'UVEIOVOLI;K
otaBepi) ékPpaocn g nepiaAyng*
npwteivng SMN™

O anAdg Tpdnog xoprnyno

OL Mo CUXVEG

avemBUPnTeg evEpYELEG NOU

napatnpidnkav otig KAWIKEG peNéteg tou Evrysdi fAtav:

n Aoipwén Tou avtepoU avanveuaTikoU cUCTAPATOG, N Nveupovia,

n nupeéia kat n pvopapuyyitda. 347.10

VTo @dppako autd tehel und ocupnAnpwpatiki napakololBnon. H avapopd
niBavoloyoupevwy avenBUpnTwy €evepyeldv petd and tn xopfynon adeiag
KUKAOQOPIag Tou @appakeutikol npoidvtog ivat onuavtiki. ENtpénel tn ouvexn
napakohoUBnon tng oxéong 0PEAOUGKIVEUVOU TOU PApPPAKeUTIKOU MpoibvTog.

Gzpunautlxéc Ev&EiEElc Mpénelva yivetat ava@opd twv avemBipntwy evepyetwv. OtavenBUpnTeg evépyELEG

npénet eniong va ava@épovtal otn Roche (Hellas) A.E. MapakaloUpe emkowvwvAoTe

He ) Movdda ®appakoenaypinvnong tng Roche (Hellas) A.E., eite anootéAovtag

e-mail (hellas.drugsafety@roche.com), gite tnAepwvikwg (+30 210 6166100).

*Me Baon toug acBeveig nou AapBavouv epnopika Slabéoipo eappako, Toug acOeveic
o€ npoypappata npwipng npdoPacng Kat Toug CUPHETEXOVTEG O KAWVIKEG HENETEG,
£wgkal TNy 4n Maptiou 2022. NMnyn: Aedopéva apxeiou Roche, PBRER, July 2022.

To Evrysdi eveikvutat yia tn Bepaneia tng 5q vwtiaiag puikig atpogiag (SMA) oe
aoBeveig nAkiag 2 pnvwv kat avw, pe KAk dtayvwon SMA TUnou 1, Ténou 2 fy TUnou
3 i pe éva éwg téooepa avtiypaga tou SMN2.

MNapanopnég

1. Baranello G, Servais L, Day JW, et al. FIREFISH Part 1: 1-year results on motor function in infants with Type 1 spinal muscular atrophy (SMA) receiving risdiplam (RG7916). Presentation at: 2019
Annual SMA Conference; June 28-July 1,2019; Anaheim, California. 2. Mercuri E, Baranello G, Masson R, et al. SUNFISH Part 1: Safety, tolerability, PK/PD and exploratory efficacy data in patients with
Type 2 or 3 spinal muscular atrophy (SMA) treated with risdiplam (RG7916). Presentation at: The 24th International Annual Congress of the World Muscle Society. 1-5 October 2019; Copenhagen,
Denmark. 3. Chiriboga CA, Bruno C, Duong T, et al. JEWELFISH: safety and pharmacodynamic data in non-naive patients with spinal muscular atrophy receiving treatment with risdiplam. Presentation
at: 2020 Virtual SMA Conference; June 8-12, 2020; Virtual. 4. Servais L, Baranello G, Masson R, et al. FIREFISH Part 2: efficacy and safety of risdiplam (RG7916) in infants with Type 1 spinal muscular
atrophy (SMA). Presentation at: American Academy of Neurology Annual Meeting; April 25-May 1, 2020; Virtual. 5. Baranello G, Darras BT, Day JW, et al. Risdiplam in type 1 spinal muscular atrophy.
N EnglJ Med. 2021. doi:10.1056/nejmoa2009965. 6. Data on file. The Roche Group, 2020. 7. Day JW, Annoussamy M, Baranello G, et al. SUNFISH part 1: 24-month safety and exploratory outcomes of
risdiplam (RG7916) treatment in patients with Type 2 or 3 spinal muscular atrophy (SMA). Presentation at: 2020 Virtual SMA Conference; June 8-12, 2020; Virtual. 8. Mercuri E, Barisic N, Boespflug-
Tanguy O, et al. SUNFISH Part 2: efficacy and safety of risdiplam (RG7916) in patients with Type 2 or non-ambulant Type 3 spinal muscular atrophy (SMA). Presentation at: American Academy of
Neurology Annual Meeting; April 25-May 1, 2020; Virtual. 9. Evrysdi® Summary of Product Characteristics. The Roche Group, 2022. 10. Baran ello G, Bertini E, Chiriboga CA, et al. Pooled safety data
from the risdiplam (RG7916) clinical trial development program. Presentation at: American Academy of Neurology Annual Meeting; April 25- May 1, 2020; Virtual.

o~
N EMA6a: AT: 9.380,88 - NT: 7.801,03 . °
S A A Py . .
| Me neplopiopévn atpiki cuvtayr and e18d 1atpd kat .
- ROCHE (Hellas) A'Ej , , napakoAouBnon katd t Stapkela tng aywyng. y
< AAapavag 4 & AeApwyv, 151 25 Mapouat, ATtkn 0@ Evr S I
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vTo @appaKo avtd TEAE VIO GUUTANPOUATIKT TOPOKOAODONGT. AVTO Bat ETLTPEYEL TO YPIIYOPO TPOGSIOPIGHO VEDV TANPOPOPLOY OGPUAEING. ZNTEITOL b TOVG
enayyelpotieg vyeiog va avapépovy omotesdnnote mbavoroyovpeveg avembopnteg evépyetes. Bh. mapdypago 4.8 yio ov Tpomo avapopds avembounTtmv evepyeidv.

Evrysdi 0,75 mg/mL k6vig yia wéorpo drdlopa

Kovig yu mooipo Swihvpa. Avoyt kitpn, kitpvn, ykpilwm kitpwn, Tpacivori kitpvn 1 avoyti apdown kovig. 2. IMototiki kKo wocoTiki} 6vOeon: Kdabe prain
mepiéyet 60 mg risdiplam o€ 2 g kOveng yio oo didropa. Kabe mL tov avacvotapévov dtahdpatog mepiéyet 0,75 mg risdiplam.

‘Exdoya pe yvootij dpdon: Kabe mL nepiéyer 0,38 mg vatpiov Bevioikod (E 211) kat 2,97 mg iopartieoing (E 953). T'a tov manpn katdhoyo tov ekdoymv, BA.
mopdypopo 6.1. 4.3 Avrevdeieg:

Yrepevauohnoia ot SpacTiky ovsia 1 6& KATO0 0md ToL £KF0Y0 TOV AVaPEPOVTAL GTNV Tapdypao 6.1. 4.4 Eidukés mposidororiocig kKat Tpoguiasels katd T
apion: Ibavij pPpvotolikétyra:

Euppvoto&omra éxet mapatnpndel oe peréteg oe Lo (BA. mapdypogpo 5.3). Ot acbeveis o€ avamapay®ykn nhikio Oo Tpérel va vHEPOGVOVTOL Y10 TOVG KIVEUVOLG KoL
VO YPNGOTOI0VV EEUPETIKG ATOTEAEGHUATIKY VTIGOAATYM Kotd T Sidpketa g Oepameiog kat yio ToVAdGTOV 1 Pvar petd ty tedevtaio d0on o yovaikeg acbeveis,
Ko 4 uiveg Petd v tehevtaio doom oe avdpeg aobeveis. H katdotaon eykuposivig Tov yovakdy aclevov oe avomopayoyn nikio 0o mpénet va emaindevtel Tpv
and v vapén g Bepaneiog pe Evrysdi (BA. mapdypago 4.6). IMbavés emdpdoels oty avdpikij yoviudtyra: Bloel mapotnpioenv and pedéteg og {da, o1 Gvdpeg
aobeveis 8¢ Oa Tpémer va Swpilovv oméppa katd T Sidpketa g Bepamneiog kot yio 4 prveg petd my tekevtaio 36om tov Evrysdi. Ipwv and v évapén g Oepaneiog, Oa
mpénet v ou{nmOodv oTpatnycég Slotpnong TG YOVIHOTNTAG e Gvdpeg acbeveis oe avamapaywyky niuio (BA. mapoypdpovg 4.6 kot 5.3). Ot emdpdoeig Tov Evrysdi
oV avdpIKH yovipdmta dev £xouv diepeuvnbei oe avOpdmovg.

To&ikornra otov aupifinerpoctdr: Ol emdpioeis 1ov Evrysdi otn Sopn 1ov apiBinotpoetdoic, mov mapatnpiinkay oTig un KAMVIKEG HEALTES aoQaleiog, dev £xovv
mapatnpnei oe KMvikég pekéteg pe acbeveig pe SMA. Qotdo0, To pakpompddeoiio dedopéva ivor axkopo teplopiopéva. H kvl onpasio avtdv tov pn kKAvikdy
gupnuaTeV pakpompdBecpa dev £xet emopévag amodetydel (BA. mapdaypago 5.3). Xprjon ue yovidaxij Ospancia yio Ty SMA: Aedopévo amoTELEGUATIKOTNTAG TNG
Oepaneiog pe Evrysdi 0tav ypnoponoteiton oe acbeveis mov Elafov mponyovpuévag yovidiokn Oepancio SMNI dev eivon Swbéoa. Exdoya: leopaitiréin: To Evrsysdi
mEPEXEL LOOPOATITOAN (2,97 mg avé mL). Ot acbeveis pe omdvia kAnpovopkd mpofripata ducavetiog otn @povktoln de Ha mpémet va AapPavouy avtd o eaprako.
Nazpro: To Evrsysdi nepiéyet 0,375 mg vatpiov Bevioikov avd mL. To vatpio Bevioikd umopel va avénoet tov iktepo (KITpiviopa Tov dEPHATOG KL TOV HATIOV) GE
veoyévvnto popd (nhkiog £og 4 efdopddmv). To Evrysdi mepiéyet Mydtepo amd 1 mmol vatpiov (23 mg) avd doon tov 5 mg, givar dnhadn ovolaotikd «ehebBepo
vatpiov». 4.8 AvemO@opnteg evipyees: Hepilnyn tov mpowil acpdisias: Te acleveic pe SMA évapéng katd ) Ppe@ikn niikio, ot mo cvyvég avembdpunteg
evépyeieg mov mapatnpifnkay oe kKhvikég pedéteg tov Evrysdi fitav n mopeio (54,8%), to e&avOnpa (29,0%) kot 1 Siippora (19,4%). Xe aobeveic pe SMA oyiung
£vapéng, 0L T GUYVES avemIBOUNTEG EVEPYEIEG TOV TapoTpONKaY G€ KAvikég pehéteg tov Evrysdi tav 1 mopeia (21,7%), 1 kepoakyia (20,0%), n dwippora (16,7%)
ko to eEavOnpa (16,7%). Ot avemBOUNTEG EVEPYEIES TOL AVOPEPOVTOL TAPATAVE® EUPAVIGTNKAY XWPIG avayvopico KAviko 1 xpovikd HoTiBo kot yevikd emthbOnkay
mapa ™ ovvexlopevn Bepaneio o€ acbeveig pe SMA évapéng katd ) Bpepici nhkia kot SMA dypng évapéng. Avatpé&te emiong oty mopdypogo 5.3 yu Tig
emdpaoelg tov Evrysdi mov mapamprifnkav oe pun khvikés perétes. Kardioyog twv avemObunrwy evepyerdv oe popeinj mivaxa: H ovtictoym katmyopio cuyvotntag
Y100 kGBe avembOunT evépyeta appdkov Basiletor oty akorovdn mapadoyr: moid cuyvi (=1/10), cuxvi (=1/100 éwg <1/10), dxr cvuyxviy (=1/1.000 £mg <1/100), omdvio
(=1/10.000 £wg <1/1.000), moAd omdvia (<1/10.000). Ot ovemBOuNTEG EVEPYELEG PupUiKmY 0md KAvikég peAéteg (TTivakag 2) avapépoval ave Katnyopic opyavikon
cuoTipatog katd MedDRA.

MMivakoeg 2. AvemOOunteg evépyeies appd 70V gp@avicTnkay ot acbeveic pe SMA évapéng katd ™ Bpepuci nhakio kow SMA dypng évapéng, paon Tov
KAMVIK®OV pehetdv Tov Evrysdi

SMA évapéng katd ) Ppepuc nhkio
Katnyopia/ Opyaviké Zoetnpa (THomov 1) SMA yung évapéng (Tomov 2 ko 3)

AwTopayfs TOV YAOTPEVTEPLKOD

Awdppora TTokd cuyvéc TIoA0 cuyvég
Nowtio Aev epoppoleton Zoyvég
E&eldOEL TOV GTONATOS Kat Tupvég Suyvéc

apO®dN £Akn

Awtopayés Tov dEppatog Kot Tov VTodopiov 16TOH

E&6vOnua* TTokd cvyvég I TToAd cuyvég
AwTopayés TOU VEVPIKOY GUGTIHOTOS

Kepahohyia | Agv gpappoletar | TIoAd cuyvég

T'evikég Sratapayés Kol KaTaoTAcELS TG 0600 JopyNoNS

TTvpe&ia (copmepopPavopiving T[ToAb cuyvég oAb ovyvég
g vmepmopesiog)

AOPAEEIS KUL TOPACITAOCELS
Ovporoipwén

(cvpmephapfavopévng g Soyvég Suyvég
KVOTITId0G)

Awtapoyés TOV PVOCKELETIKOU GVGTIHATOS KOL TOV GVVIETIKOV 16TOV

ApOpodyia Aev gpapudletar | Zuyvég

* TlephapPaver deppatitida, deppatindo opordlovon pe akun, adiepyuc deppatitdo, pvbnua, Bviakitda, &avonpua, epudnpatddeg e&avinua,
nAdoProtdmdeg e£avinpa, Pratidmdeg eEavOnua

Euneipio petd tyy koxiopopia: Asppotichy ayyeinido avapépnke kotd v epmelpio petd v Kokhogopia. To cupntdpoto anédpopay Hetd v oplotikh Stokomnn o
Evrysdi. H ovyvomta dev pmopei va ektipnBei pe Paon ta Swobéowa dedopéva. Avapopd mbavolopovusvav avemOvuntwy evepysiddv: H avapopd mbavokoyovpevmy
avemBOpNTOV evepyELdOV HETE amd T Xopiynon Gdewag KuKAOPOPIing Tov PapROKEVTIKOD TPOIOVTOG ivan onpavtiky. Emtpénet ) cuvey mapakorovbnon g oxéong
0QELOVE-KIVEHVOL TOV QUPLOKELTIKOD TPOTOVTOG. ZNTEITOL 00 TOVG EMAYYEALOTIEG TOV TOHEN TNG VYEIOVOMIKNG TEPIBoAYNG Ve avapéPOLY OTOLECONTOTE
mhavoroyodpeves avembounteg evépyeteg (Ph. AENTOUEPELES TAPAKATM).

Kompog: Pappakevtikés Yanpeoies, Ynovpyeio Yyeiog, CY-1475 Asvkwoia, Tnh: +357 22608607

Dag: + 357 22608669, Iototonog: www.moh.gov.cy/phs

EMada: EBvikog Opyaviopog Papudkmv, Mecoyeiov 284, GR-15562 Xokapyog, Abfiva, TnA: + 30 21 32040380/337, dak: + 30 21 06549585, Iotdtonog:
http://www.eof.gr

10. Hpgpopnvia avedsdpnong Tov kewpévov: 17 Iovviov 2022

Aentopepeig TANPOPOPIES Y10 TO TAPOV PAPUAKEVTIKO TPOIOV givar SrafEcieg aTov drktvakd Tomo Tov Evpondikod Opyavicpov Pappdkov: http:/www.ema.europa.eu.



Xtekopaote AinAa Xag otig Lnavieg Kat Anelntikég yua tn Zown Néooug

®

— [MoA\anAoUv MuéAwpa

— Aaxuto Aéppwpa and MeydAa
B-Kuttapa (DLBCL)

— Aéppwpa Mavdua

— NeupoBAdotwpa YynAou Kivduvou

— [MoAukevipikn Nooog Castleman
(MCD)

CRP_AD_JUL_2022

o
1INTEGRIS PHARMA

-
1INTEGRIS PHARMA

Innovative treatments for rare and
life-threatening diseases

— [MoAuveupondBela atnv
KAnpovoutkn Apulogidwon ano
TpavaoBupetivn (hATTR)

— LUvOpopo Owkoyevoug
Xulopikpovatpiag (FCS)

— BAevvonoAuoakxapibwaon VI
(Néoog Sly)

— Awatapaxég O€eidbwong Aitnapwv
O&wv Makpdg ANGoou (LC-FAQOD)

— XUvbpopo Alagille
— Néoog Wilson

— Xuyyevng YnepnAaoia Enwveppidiwyv

— Enwveppidlakn Avenapkela

EAAAAA: Nikntapd 2, XaAavdpl, 152 32 « ABhAva « TnA: +30 2108778240
KYMNPOZX: Aewpdpog Aptépidog 33, 6306 « Adpvaka « TnA: +357 24 656165
E-MAIL: info@integris.gr
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TEAIKO MPOTPAMMA

16.00-17.00

17.00-17.30

17.30-20.30

20.30-21.00

21.00

MNéuntn 15 ZentepPfpiov 2022

MPOXZEAEYXZH - ETTPAOEX
KANQZOPIZXMA - KAOEX

Ol NEEZ TEXNOAOTIEXZ XTH TENETIKH
AIATNQZH TQN ZNANIQN FENETIKQN
NEYPONOTIKQN NOZHMATQN:

TO NPQTO BHMA MNMPIN THN
EZEATOMIKEYMENH IATPIKH

Mpoedpeio: I. Kapadnua, I Manadiuag

ANMnNnAoUxnon Emopevng leviag (NGS): epyaleio kheldi
yla TN MOPIAK] YEVETIKN S1dyvwaon

N. Mapivdkng

H cupBoAn Tou poplakou kapuotumou (arrayCGH)

otn SlaAevKaAvVON TOU YEVETIKOU unof3abpou

TWV VEUPOAVATITUEIAKWY VOO UATWY

A. Mntpdkog

Mpooceyyilovtag TNV YEVETIKI ETEPOYEVELA TWV VEUPOUUIKWV
voonudtwy pe ouyxpova epyaleia poplaknig Sidyvwong
M. ZBiyyou

Y 0yxpovn SlayvwoTIK TTPOCTIEAACH TWV YEVETIKWY
emANYIwv pe epappoyn NGS

A. BeAtpa

MPOANYN oTIaVIWY YEVETIKWY VEUPOAOYIKWY VOO UATWV:
Ot duvatdtnteg onepa

0. Maua

EPQTHZXEIX - 3YZHTHXH

AH=H NMPOTPAMMATOX 1HX HMEPAZ - AEITINO

1
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MNapaokeun 16 ZentepuPfpiov 2022

09.00-09.15 XAIPETIZMOZX - KANQZOPIZMA
09.15-10.30 XYZHTHXZH NEPINTQZEQNZMNANIQNNAOGHZIEQN
A. TouvtomoUAov, A. Kapyabou, A. ABavacoUAn

10.30-12.00 AYTOANOZEXZ MNOAYNEYPOIMNAOEIEZ
Mpoedpeio: A. Kwdouvnc, O. Kwvotavtiviéng

MaBoguaoioloyiko Ymootpwua Autodvoowv MoAuveupomaBeiwv
M. Zra66mouioc

Mwc¢ dlakpivoupe To KAVIKO profile Autodvoowv
MoAuveupomaBelwy
Z. Awpng¢

Nevpoguaoiohoyikn Siepevvnon Autoavoowv MoAuveuporaBeiwv
1. Kokotng

Neotepa Bepameutikd Sedopéva yla TNV AVTILETWITION
Autodvoowv MoAuveupomaBeiwv
Z. Asvutepaiog

Epwtrioeic-Zulritnon

12.00-13.30 MYAZOENEIA. TI NEOTEPO;
Mpoedpeio: A. Kwdouvng, A. TaBspvapdkng
KAwvikn Mpooéyyion kat S1ayvwoTikA SIARuuata
B. ZouBeAou

MaBoyevetikoi Mnxaviopoi otn MuacBévela
I. T{aptoc¢

Nedtepec Bepaneieg yia tn MuacBévela
K. Mamadomoudoc¢

13.30-14.00 AIATAPAXEXZ NEYPOAIABIBAZTQN: ATTO THN
ETKEOAAIKH NTAPAAYXZIH XTHN AADCD

Mpoedpeio: K.E. Kapayswpyiov
OutAritota: M.P. Movg

12
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MNapaokeun 16 ZentepuPfpiov 2022

14.00-15.30

15.30-17.30

17.30-18.30

18.30-19.00

19.00-20.00

AYTOANOZEX MYOINAOEIEX

Mpoedpeio: K.E. Kapayswpyiou, I. Mamadnuac
MaBoguaoiohoyia lotoloyia kat KAvikA Ta&ivéunon
Autodvoowv MuomaBelwv

K. Mamaéémoulog

KAvikd¢ QavoTutio Kal Tapouciaon mepIoTATIKWY

Z. =npou

Ogpaneiec oTNV KABNUEPIVA TTPAYUATIKOTNTA, LEANOVTIKOI
BepameuTikoi 0TOXOI Kal TTPOGSOKIEC

I. Namadnpag

Epwtrioeic-Zulritnon

MEXHMBPINH AIAKOMH
AOPY®OPIKO ZYMI'IOZIO) GENpEaSr!wSa (0€A. 18)

O,TI NEOTEPO XTH OEPATNEIA THXZ NQTIAIAX
MYIKHXZ ATPO®IAZ XTOYX ENHAIKEX
Mpoedpeio: K. MamadomovAog, M. T{aykoupviodkng

OuiAntric: I. Mamadnpac

EMIZHMH AIAAE=H

AIATNQXITIKH KAl OEPANEYTIKH NMNPOXEITIXH
ZMNANIQN MAOGHZEQN

Mpoebpeio: A.A. Mntoikwotag, A. Mmoupog

OuiAntric: I. ToiByouAng

13
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MNapaokeun 16 ZentepuPfpiov 2022

20.00-21.00 ENMNIZHMH ENAP=H
Mpoebpeio: A. Auyepivoe, K.E. Kapayswpyiou
Oavoc MAevpnc, Ymoupyog Yyeiag
Zwn Pamtn, Ypumoupydcg Yyeiag
Mapiog OsuiotokAéoug, levikoc lpauuatéac MowtoBdbuiac
®povtidac Tou Ymoupyeiou Yyeiag
Kwotag Mmakoyidavvng, Arjuapxog Abnvaiwv
lewpyiocg MarouAng, Mpdedpoc latpikol ZuAAdyou ABnvwv
Anuntpiog @iAimmou, [Mpdéedpog EOvikoL Opyaviouol Papudkwy
lewpyio¢ ToiByoUAng, Mpdedpoc EAAnvikric NeupoAoyikric Etaipiac
Mavayiwta BouAyapn, Npoéedpoc latpikot ZuAAdyou KukAddwv
21.00-21.30 H OEXH THX BIOMHXANIAX
rNA TA OPOANA ®APMAKA
Mpoedpeio: A. Auyepivoe, K.E. Kapayswpyiou
OAvumocg Mamadnuntpiov, Mpésdpog SOEE
O66wpo¢ Tpuewy, NNpdebdpoc MNED
Anuntpnc I. Mavvakoémoulog, NNpdedpoc SAQEE
Anuntpne Mavradng, MNpdéedpog IDET

2130 AH=H NMPOTPAMMATOZX 2HY HMEPAX - AEITINO

14
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Yappato 17 TenteufBpiov 2022

09.00-11.00

11.00-12.00

12.00-12.30

12.30-13.00

ANOTYMNQXZH EIAIKQN IATPEIQN ZMANIQN
NMAOHZEQN XE METAAA NOZOKOMEIA
BNEYPOAOTIKH KAINIKH EKITA

Mpoedpeio: I. ToiByouAng, X. Navvémoviog
Neupoloyikég Alatapayeg BAevvomoAuoakyapldwoswv
M. Xovépoyiavvn

Neupohoyikég Alatapayég OavulkeTovoupiag

A. Maiatodrjpouv

>Uvdpopo Cadasil

M.I. ZTepdvou

Eyke@alikry Apuloeldikr Ayyelomdbela
Alk. Os0b6wpou

MNpwTtomadric Ayyelitida KNX
I. MamayiavvomouAov
Epwtrioeic-2ulritnon

aopvoopriko kaiNiko J(CENESIS s

OPONTIZTHPIO
AIANEIMMA - KAOEX

ANOTYNQXZH EIAIKQN IATPEIQN ZMANIQN
NMAOHZEQN ZE METAANA NOXOKOMEIA

Anuiovpyia Eidikwv latpeiwv Xnmaviwv Mabrnoswv oe Nocokopeio
X. Xpuoofitodvou

15
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Tappato 17 TentepufBpiov 2022

13.00-1430 EMIAHWIA KAl AYTOANOZXZEZX
EFKEOANONAOEIEX
A NEYPOAOTIKH KAINIKH EKITA

Mpoedpeio: X. Nkatr{wvng, A. Kupwing

Fevetikéc EmAnmTiKéC Eyke@alomaBeleg
I. Koupn

KAWVIK Kal ©@gparmeuTiKr TTPOOEYYION O€ AUTOAVOOEG
EYKEPANOTIAOEIEC e eEMANYia
A. Mmmovdkng

O¢epamevtiki avtipetwmion pe VNS oe
POAPMUAKOAVOEKTIKEC HOPPEC EMANYIAC
A. Kvpwing

NEeUPOXEIPOUPYIKY] AVTILETWITION OTTAVIWY Hop@WV eMANYIAC
EKTOC TOU KPOTAPIKOU Aoou
Z. Nkar{wvncg

Epwtrioeic-Zulritnon
14.30-15.00 AIATAPAXEZXZ YINNOY XZE ZNMANIEXZ NMAOHZXZEIX

Mpoedpeio: A. Mmrovakng
OuiAntric: E. Kapayswpyiou

15.00-17.00 MEXHMBPINH AIAKOINH

17.00-1730 ZMNANIEX MOPOEX ANOIAX
Mpoedpeio: E. Kamakn, I. MNapaokevdg
OuiAntric: E. Kapayswpyiou

Epwtrioeic-2ulhtnon

16
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17.30-19.00 XZMANIEX MAOHZXZEIZX NEYPIKOY XYXTHMATOZX
Mpoedpeio: A. Zrepavic, I. lapaokevdcg, E. Kamdkn
Imdviec popéc Atadiag
A. AAe€oUdn
Noooc Wilson
B. Zdkkou
Inavieg E§wmupapdikég Aatapayéc A’ Nevpohoyiki Khivikn EKIMA

YuviBEIC Kal ZIAVIEC AUCTOVIEG: OEPATIEUTIKN TIPOCEYYION
E. Avayvwotou

Ymaviec E€wnupapdikéc Mabrioeic
B. Kwvotavtiviéng

Epwtrioeic-Zulritnon

19.00-2030 TI NEOTEPO IFlIA TH NOXO FABRY
Mpoedpeio: I. ToiByoUAnc, I. MmoAétng
Neupoloyikn mpooéyylon — Mapouaciaon meploTATIKOU
X. ZoumoAa

Kapdiohoyikn mpocéyyion — MNapouaciacn mepIoTATIKOU
X. BAaxomoulog

Neppoloyikn mpooéyylon — MNapouciaon meplotatikol
E. Kayia

20.30-21.00 AH=H XYNEAPIOY - AEITINO

17
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AOPYO®OOPIKEZ OMIAIEX

MAPAXKEYH 16 ENMMTEMBPIOY 2022

17.30-1830 KAHPONOMIKH AMYAOEIAQZH
ATNO TPANZOYPETINH (hATTR)

Mpoedpeio: N. Ipnyopiaéng, I. EvBuuiadng
MaBoguaoioloyia Tng vooou & vedTtepeg
BepameuTIKEC TPOOEYYIOEIG

I. =npouepnoiov

O poAo¢ Tou KapdioAdyou oTn Sidyvwon Kal TapakoAolOnon
Tou aoBevouc pe hATTR
A. Avactaoakng

>ulATNOoN KAIVIKWYV TIEPIOTATIKWY
0. Xtapbéin

2xoAaoudg-2uunepdouata: N. Ipnyopiadng, I. EvBupiaéng

.= , )ﬁBENESIS
Me TnV suyevIKrj xopnyia TG Taipeiac y. pharma

>ABBATO 17 XEMNTEMBPIOY 2022

11.00-1200 OETONTAZXZ PEAAIZTIKOYZXZ XTOXOYX XTH
OEPAMNMEIA ENHAIKQN AZOENQN ME SMA

Mpoebdpeio: B. Kipiokidng, I. Mamadénpag

Meta-avdAuon oToIxEiWV AMTOTEAEOUATIKOTNTAG
tou Nusinersen amé 10 xwpeg

B. Kipuokiéng

Ogpamnevovtag pe Nusinersen. H KAVIKR epmelpia.
MNMapouciaon meploTaTIKWY

I. Zayavag, X. =npou

2yohiaoudc Mepiotatikwv: I Mamadiuac

o , (GENESIS
Me TNV suyevIKrj xopnyia Tne eTaipeiac

18
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AOGANAZOYAHA.
Neupohdyog «latpikd Kévipo ABnvwv»

ANEZOYAH A.
Neupohdyog, PhD, Akadnuaikog Yrétpopog A’ Neupoxelpoupyikic KAwvikng, E.K.IM.A.

ANAINQZITOY E.
MD, PhD, NeupoAéyog, Epyaotnpiako kai Aidaktikéd Mpoowmikd (EAIM), A’ NeupoAoyikn
KAwvikn Mavemotnuiov ABnvwv

ANAXITAZAKHZ A.
MD, PhD, Kap&iohdyog, Emotnuovikog Yeubuvog Movadag KAnpovouKwy Kal Zmaviwv
Kapdiayyeiakwy Mabrnoewv, Avaminpwtrig Ateubuvtrc Kapdiohoyikol Topéa Qvdoeio
Kapdioxeipoupyiko Kévtpo

BEATPA A.
PhD Moplakoc Biohoyoc-Tevetiotpla, Emotnuovikdg cuvepydtng Epyaotriplo latpikng
Fevetikng latpikn Zxohn, E.K.M.A.

BAAXOMOYAOZ X.
KaBnyntng A’ Kapdioloyikri Khivikr Mavemotnpiou ABnvwy, Immokpdtelo Nocokopegio

FIANNOMOYAOZX £.
KaBnyntric Neupoloyiac-Nevpopuyoloyiag E.K.M.A.

FTKATZQNHZ .
Neupoldyoc, Avaminpwtng Kabnyntrg E.K.IN.A., A’'Neupoxelpoupyikr KAvIkn,
Noookopegio «<EuayyeNlopoc»

FPHIFOPIAAHZ N.
KaBnyntrc Neupoloyiag AptoTtoTtéelo MavemoTrio Oecoalovikng

AEYTEPAIOX X.
Ap. NeupoAoyoc, ABriva
AQPHX %.
Ap., AieuBuvTtric Neupoloyikrg KAvikng Noookopeiou Metropolitan General, ABriva

EYOYMIAAHXT.
KaBnyntric Kapdiohoyiac A.M.0., A’ Mavemotnuiokr KapSiohoyikr KAvikn, M.EN.
«AXEMA», ©ecoalovikn

ZATANAZ I.
Enikoupog KaBnyntrc Nevpoloyiag

ZOMMOAA X.
NeupoAoyog, Emotnuovikr cuvepydtng B’ Nevpohoyikric Khivikric E.K.IM.A., M.EN
«ATTIKON»

ZOYBEAOY B.
NeupoAoyog, E.ALIM. BaBuidag A, A’Neupoloyikr Khiviki E.K.M.A., Atyivritelo Nocokopeio

OEOAQPOY A.
Neupoldyoc, Yroyneia Aidaktwp, B’ Neupoloyikry Khivikr E.K.M.A. - ITN ATTIKON

19
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OMIAHTEX - MPOEAPOI - ZYNTONIZTEX

KAMNAKH E.
Professor of Neurology and Neurochemistry 1st Department of Neurology,
Neurochemistry Unit National and Kapodistrian University of Athens Eginition Hospital

KAPATEQPTIOY K.E.
Neupohdyog - Yuyiatpog, MD, PhD, AtieuBuvtpila Neupoloyikrig KAvikig, latpiko Kévtpo
ABnvwy, T. Mpdedpog EAAnviki¢ Etaipeiag Kepahahyiag, Mpoedpog E.E.X.M.0.0.
KAPATEQPTIOY E.

Division Chief, Sleep & Memory Center, and Scientific Director, Neurological Institute of
Athens, Atlantic Senior Fellow for Equity in Brain Health, Atlantic Institute

KAPAAHMAT.
BSc, PhD, Enikoupn KaBnyrjitpla Biohoyiac-NevpoyeveTiknc, ZuvumevBuvn Movadag
Neupoyevetikig, A'Neupoloyikr Khvikr E.K.IM.A.

KAPFAAOY A.
NeupoAoyog, Neupoloyikd Tunua, latpikd Kévtpo ABnvwv
KAWIA E.
Emkoupikry Ne@poAoyog KAwvikrg Ne@poloyiag & Metauooyxeuong Ne@pou, latpikr ZxoAn
Tou EBvikou kat Kamodiotplakou Mavemotnuiov ABnvwy, Nocokopegio Aaikov
KIMIZKIAHZ B.
KaBnyntric Nevpohoyiag - KAivikric Neupogualoloyiag A.M.0., AicuBuvtric A’
NeupoAoyikn¢ KAvikng A.M.0.
KOKOTHX .

AvaminpwTric KaBnyntr NeupoAoyiag EBviké kat Kamodiotplako Mavemotnpio ABnvwv
A’Nevpoloyikn KAvikr, Atyvrtelo Noookopeio Epyaotrpto KAvikn¢ Neupoguaioloyiag

KOYPH I.
Maidoveupooyoc - Eidikn latpdg “Ymvou

KYPQZHZ A.
Emikoupog KaBnyntrc NeupoAoyiag, A’ NeupoAoyikr KAwvikn E.K.M.A.

KQAOYNHX A.
Neupoldyoc, Aiddaktwp Mavemotnuiov ABnvwy, lev. Mpaupatéag EN\nviki¢ Etaipeiag
KAwvikri¢ Neupoguaoioloyiag, T. AteuBuvtrig Neupoloyikiic KAvikng «251 TN.A.» ABnvwv

KQNZITANTINIAHZ B.
Neupoldyoc, E.ALM. A’Neupoloyikiy KAvikr, E.K.IL.A.

KQNZITANTINIAHZ O.
Ap. NevpoAoyoc, Mpdedpog ENnvikn¢ Etaipeiag Khvikig Neupoguaotoloyiag

MAMA 0.
MSc, PhD, Moptakr| BioAdyoc-Tevetiotpla, Emotnuovikdg Zuvepydtng Epyaotriplo
latpikAg Mevetikng latpik ZxoAn, E.K.M.A.

MAPINAKHZ N.
M.Sc, PhD, Moplakdg Blohdyoc-TeveTioTrg EmMoTtnpovikog ouvepydtng Epyaotriplo
latpikig Mevetikng latpik ZxoAn, E.K.M.A.
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MHTPAKOZ A.
Ph.D. BioAdyog, Emotnpovikog ouvepydtng Epyaotrplo latpikrig Mrevetikng latpikri ZXoAn,
E.K.M.A.

MHTZIKQXITAZX A.A.
NeupoAoyog, KaBnyntrc Nevpoloyiag, A'Nevpoloyikr Khivikr E.K.M.A., Nocokopeio
«Alywvntelon, Mpodedpog ENnvikr¢ Etaipeiag KepalaAyiog

MMNOAETHZ 1.
KaBnyntric Maboloyiag - Neppoloyiag, AtcuBuvtn¢ Mavemotnuiakig KAVIKAG
Negppoloyiag & Metapdaxeuong Ne@pou tng latpikig XxoAng Tou EBviko kat
Kamodiotplakou MNavemotnuiov ABnvwyv, Nocokopeio Adikév

MIMONAKHZX A.
AvaminpwTthc kaBnyntric Neupoloyiag, EOviko kat Kamodiotplaké MavemoTtriio
ABnvwy, B' Mavemotnuiakr Nevpohoyikry KAvikn, Mavemotnuiaké Meviké Noookopeio
«ATTIKOV»

MMOYPOX A.
OpoéTipog KaBnyntng Mveupovohoyiag E.K.IM.A., latpiké Kévtpo ABnvwv

=HPOMEPHZIOY I.
Enikoupn KaBnyntpila Neupoloyiag, latpikn ZxoAn, NMavemotrpio Oscoahiag

ZHPOY Z.
Neupohdyog, Akadnuaikr Yrétpopog A’ Neupohoyikng KAvIKNG, latpikr Zxohn E.K.M.A.

MAAAIOAHMOY A.
NeupoAoyog B’ Nevpohoyikry KAvikn E.K.IT.A.

MAMNATIANNOMOYAOY I.
Eidikeuopevn Neupoloyiag, B’ Neupohoyikr KAwvikr E.K.M.A., TITNA ATTiKov

NMANAAHMAXT.
Neupoldyoc, EAIM A; Ayvritelo Noookopeio, E.K.M.A.

MANAAOMNOYAOZX K.
NeupoAoyog, EAIM, Atywvriteto Noookopeio, E.K.M.A.

MAPAZKEYAZT.
KaBnyntrig Neupoloyiag-Neupowuyohoyiag, B'Neupohoyikr KAvikr latpikig ZxoAng
EBvikov kat Kamodiotplakou Mavemotnuiov ABnvwy, Mavemotnuiakd Meviké Noookopeio
«ATTIKOV»

MONXZ M. P.
Avaminpwtpta KaBnyrtpta MNadiatpikic Neupoloyiag, A’ Maidiatpikry KAvikn E.K.M.A.,
Noocokopeio Maidwv «H Ayia Zogia»

ZAKKOY B.
NeupoAoyog «latpikd Kévtpo ABnvwv»

IBITOY M.
M.Sc, PhD BloAoyoc, Emotnuovikdg Zuvepydtng Epyaotriplo latpikng Mevetikig latpikn
>xoMAn, EK.IM.A.
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ITAOOMOYAOZ IN.
Enikoupoc KaBnyntric Neupoloyiacg - Neupoavooohoyiag, A’ Neupohoyikry KAwvikr E.K.M.A.

ZTAPAEAH 0.

MD, MSc, NeupoAdyog - Emotnuovikog Zuvepydtng B’ Nevpohoyikrg Khvikng M.EN.©.
AXEMA

ITEOANHI A.
KaBnyntric Neupoloyiag, latpikr ZxoAr EKIMA, AteuBuvtrg A" Neupoloyikng KAVIKAG,
Awyvntelo Noookopeio, Zuvepyalopevoc Epeuvntic IIBEAA
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2tn Sobi apvoupacte va cupBLBactolpe
LLE TO KOTEOTNHEVO. OL TIPOKAFOELG LLE TIG
OTIOLEG €PXOVTOL AVTLHETWTIOL KABNLEPLVA
0O00L TTACYOUV OO OTIAVLEG TTAONOELS, LOG
EUTIVEOUV VO CUVEXIOOUE Vau
QVAKAAUTITOUE VEOUG TPOTIOUG Tou Bal
Bshmbcquv TNV moLoTNTa {wng ToUG.

Qg BLod)gipuaKeutLKﬁ etapela

LUEVNG dpovtidag, elpacte
OOLWLEVOL OTLG OTIAVLEG TTABNOELG.
E0W TWV KAWLKWY LLAG EPEUVWV
8 oﬁ)ﬁa)\i{ou LLE TNV TIPOoRACT TWV
EVWV OE KAVOTOUEG Beparteies,
poodEPOVTAC TAPAAANAQ TIEPLOCOTEPEG

TNTEG TOOO Yla TOUG (Bloug 000 Kat

bEpoupe KATL OTIAVLO OTOV TOUEQ
\~ (ﬁ’twv mabnoswy - TNV miotn pag
YOVAN TNE TIPOCHAWONC, TNV LoXU
\ eA&lag kal To Suvauko Twv
V. TTOU UTINPETOULE UE
olwon.

Sobi is a trademark of Swedish Orphan Biovitrum AB (publ)
© 2022 Swedish Orphan Biovitrum AB (publ) — All rights reserved e SO bl

Sobi: Zwpou 12, Mapouoat, 151 25, T: +30 210 700 8100
rare strength
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lanadelumab subcutaneous injection
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oto KAnpovouiko Ayyelootdnua

Znteital amd Toug EMayyeAPATIEG LYEIAG VA avaPEPOUV OTTIOIETOATIOTE TMOAVONOYOUHEVEG QVEMBUUNTEG EVEPYELEC.
BA. mapdypa@o 4.8 yla Tov TpATo avagopdag avemOUUNTwV EVEPYEIWV.

v To @APUAKO AUTO TEAEL UTTO CUMMANPWHATIKA TTapakoAoUBNon. AuTo Ba eMTPEYEL TOV YPYOPO TTPOCSIOPIOHS VEWY TANPOPOPIDV ACPANELAG.

Takhzyro 300 mg: MNepautépw mAnpogopieg Siatibevtat and

Tov KAK, Katomv aithoewg, 1 mepAapBavovTat 0Tn CUVOTTTIKN Bon6niote va yivouv Ta pappaka mo acpali kat
TIEPIYPAPH] XAPAKTNPIOTIKWY TOU TIPOIOVTOC. Avagépete:

OAEZ T1g avemOUUNTEG EVEPYELEC YIa
Takeda Hellas A.E. OAA Ta @dppaka
Green Plaza, Ktipio B, Ay. Kwvotavtivou 59-61, 151 24 Mapouat ZupmAnpwvovtag Tnv «KITPINH KAPTA»

TnA. kévtpo: 2106387800 « Fax: 2106387801 - www.takeda.gr

Copyright © 2021 Takeda Pharmaceutical Company Limited.
All rights reserved. Takeda and the Takeda logo are trademarks of Takeda Pharmaceutical Company. Limited used under license.

Takeda
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Ol aoBevelg pe vooo Fabry Couv
o kpiolpa opyava 8Lk
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DC A0BEVELC, OL ETTOYEC YL
Va cupBdaAiouv otny av

agalsidase alfa

" H ASIA THZ NPOITAZIAS
KAPAIA | NE®POI | ENIBIQZH

BipAtoypagpia: 1. Mehta A, et al. Eur/ Clin Invest. 2004;34:236-242. 2. Linhart A, et al. Eur HeartJ. 2007;28:1228-1235. 3. Mehta A, et al. | Med Genet. 2009;46:548-
552. 4. Rombach SM, et al. J Inherit Metab Dis. 2014;37:341-352. 5. Branton MH, et al. Medicine (Baltimore). 2002;81:122-138. 6. Sunder-Plassmann G. In: Mehta
Acetal. (eds.). Oxford PharmaGenesis Ltd; 2006; Chapter 21.7. Arends M, et al. | Am Soc Nephrol. 2017;28:1631-1641. 8. Waldek S, et al. Genet Med. 2009;11:790-
796. 9. Germain DP. Orphanet | Rare Dis. 2010;5:30. 10. Wanner C, et al. Mol Genet Metab. 2018;124:189-203. 11. Beck M, et al. Mol Genet Metab Rep. 2015;3:21-
27.12. Feriozzi S, et al. Clin Ther. 2020;42:2321-2330.€0. 13. Beck M, et al. Presented at the 17" Annual WORLDSymposium; 8-11 February 2021; virtual.

BonBroTe va yivouv Ta @ApHaKa 1Mo ac@alr Kat
Avagépete: TPONOZ AIAGEZHZ: ME MEPIOPIZXMENH IATPIKH XYNTAIH:
OAEX Ti avemBUUNTEC EVEPYELEC yia MONO I'TA NOXOKOMEIAKH XPHXH ArMO INATPO ME KATAAAHAH EIAIKEYZH KAI EMIMEIPIA

OAA Tta @appaka
Zupminpwvovtag Ty «KITPINH KAPTA» Ev8elktikn A.T.: REPLAGAL C/S.SOL.IN TMG/ML BTx 1 VIAL x 3,5 ML 1.473,53 €

Green Plaza, Ktiplo B, Ay. Kwvotavtivou 59-61, 151 24 Mapouot | TnA. kévtpo: 2106387800, Fax: 2106387801 | www.takeda.gr
Copyright © 2022 Takeda Hellas SA All rights reserved. All trademarks are the property of their respective owners. Takeda
C-APROM/GR/REP/0009 | Frebruary 2022

Shire, now part of Takeda, remains the MA holder for Replagal.



MEPIAHWH TON XAPAKTHPIZTIKQN TOY NPOIONTOX

1. ONOMAZIA TOY OAPMAKEYTIKOY NPOIONTOZ: Replagal 1 mg/ml nukvé 8id\upa yia riapaokeud Siakdpiatog mpog
éyyuon. 2. MOIOTIKH KAI NOZOTIKH XYNOEZH: 1 ml nukvou Siahopiatog yia Mapaokeur Siahdyiatog npog éyxuon
nepiéxel 1 mg ayahoibdong dhga*. Kade guakidio 3,5 ml mukvol Slahopatoc mepiéyet 3,5 mg ayahotddong dhga. *H
ayahatddon ahga eivat ) avBpamvn npwreivn a-yakakto(iddon A miov apdyetat e pia avBpwv KuTtapik 0elpd éow
Teyvohoyiag yevetknc pnyavikrc. Exdoyo(a) e ywotr Spdon: Autd To gappakeuTikd mpoiov epiéxel 14,2 mg vatpiou ava
@lahido. Tia tov mhrpn katdhoyo Twv exdoywy, PA. napaypago 6.1. 3. GAPMAKOTEXNIKH MOPOH: Mukvo didkupa yia
napaokeur} dahdpiato mpog éyyuon. Aiavyég kar dypwpo Sidhupia. 4. KNINIKEEZ NAHPO®OPIEE: 4.1 Oepanevtikég
evdei€er: To Replagal evdeikvutal wg pakpoypovia Bepaneia ev{upikic ¢ 0€ aoBeveic e emPep

diayvwon g Néoou Tou Fabry (avendpxela a-yahakto(iddong A). 4.2 Aogohoyia kat Tpomo xopriynang: To Replagal
nipénetva yopnyetta und Ty emiBheyn 1atpol e epnetpia oTo Yelpiopd aoBeviv mov ndayouv and T Noao Tou Fabry f; &M
Kkhnpovopuik petaBohikr vooo. Aogohovia: To Replagal yopnyeitat oe 60ei¢ Twv 0,2 mg yia kaBe kg owpatikob Bapoug kibe
Sevrepn epbopdda pie evbophépia éyxuan mou dlapkei 40 Aemra. Eidiol minBuayol: HAiiwpévor aoBevels: Mehéteg oe
aoBevelc avw Twv 65 16 Sev Exouy paypaTonolnBei Kat Sev undpyel, €mi Tou Tapovio, mpoTelvopevo oxrpa docohoyiag yia
Toug aoBeveic autoug kaBag ) aogdela kat 1 anoteheapatikdtnta dev éxouv akopa damotwdel. Aobevelc pe peiwon T
natikric Aerroupyiag: Meéteg o aoBeveic e elwon g nratikiic Aeroupylag dev éyouv mpaypatonoinBei. Aodeveic e
Jetwan ¢ vegpikric Aemoupyiac: Stouc aoBeveic e peiwon TG veppikiic Aeoupyia ev anareftar pubjon Soone. H
niapouaia eketapévn veppikiic BABNG (€GFR < 60 mi/min) evdéyetar va meplopioe! T vegpikn avianokplon oty Bepaneia
evupikic avtikatdotaong. Meploptopéva dedopéva eivar laBéolyia o aoBeveic mou umoPdMovial o

avemBUpnTeS evépyelecriov éxouv avagepBel yia Toug 344 aoBeveic mov uroPhiBnkav oe aywyr e Replagal o€ Khwikég
perérec, nepihapBavopéviav 21 aoBeviv pie 10TopIKG Ve@piki¢ vooou Tehikou atadiou, 30 maidlatpikev aoBevev (nhikiag
<18 e16v) Kat 17 yvaikev aoBevey, kat and auBopynTec avagopéc Hetd v kukhogopia Tou poidviog. H mapousiaon Twv
orolyefwv yiverat avd opdda opydvwv ovotratoc kar auyvotta (mohd oukvéc =1/10, ouyvéc =1/100 éwg <1/10, 61 ougvéq
>1/1000 éwg <1/100). Ot EVEPYELEC TIOU KaTnyop OVTal WG OUKVOTITEC EHRAVIONG «jin WWOTED (Bev
pnopodv va ektipnBodv e aon ta diaBéota dedopiéva) mpoépyoval and auBOppNTEC avaQOPEC HETA TNV KukAoopia Tou
Tipaidvoc. Evioc kaBe opddac ouyvoTnTac, ol avembopnTee evépyelec mapovotalovial kata oelpd gBivouoa ooapotntac. H
£Qpavion evog meplotatikob o éva povo aoBevi) mpoadlopiCetar we oxt auyvi} AapBavovrag unoyn Tov apiBd Twv aoBeviv
miov unoPhiBnkav oe aywyn. Evag aoBevic pmopel va ennpeaotei and idpopeg avemBupnTeC evépyetec. Ot akohoubeg
QVEIBUNNTEC EVEPYELEC EXOLV {yia v ayahotddon dga:

Kdvel petapdoyevon vegpol. Aev ouviotdtar poBion g Soonc. fadiatoikdc mnfuoudc: H aopdlela kat n
anoteheopatikotta 1ou Replagal oe maidia nhikiag 0-6 1w dev éxer akdpia TekpnplwBe. Ta mapovia dlabéoia dedopéva
Tieplypacpovtal ot mapdypago 5.1 al\d Sev mopei va yivel abotaon yia T Socooyia. Ze kKNVIKEC pehétec oe maidid (7-18
€1v) mou MdpBavav Replagal 0,2 mg/kg kdBe Sevtepn fdopdda, dev mapovaidotnkav pn avapevopeva (nuipata
aogdelag (BA. mapaypago 5.1). Tpdroc yoprynong: fa odnyiec oyeTikd He T apaiwon 10U apuaKeTIKol MpoiovTog v
and ) yoprynon, BA. mapdypago 6.6. Xopnyiote o Sidhupia éyxuong o Sidotnpa 40 Aemtav xpnoiomoiwviag pa
evbophéBla ypapy pe evowpatwpévo piktpo. My eyylete o Replagal oty idla evdogépia ypapr mapaMnha pe AMoug
apayovtec. 4.3 Avtevdeieic: Yriep 0ia ot Gpaotikr ousia i o€ kanolo and Ta ékdoya mov avagépovtal oty
napaypago 6.1. 4.4 Eidikéc mpoerdomoujoeig kat mpoguAdgers kard T Xpron: lyvnhaowotnta: Mpokelpévou va
BeNtwdei n (yvnhaoipotta Twv BoAoyIKev GapaKeuTIKEV TPoTovTwy, To Gvopia kat 0 apiBpog naptidag Tou yopnyooj

apyidkou mpénel va kataypdgerar e oagrivela. 1oovykpaotakéc avtidpdoeic éyyvong: To 13,7% twv evijhikwv aoBevav
atoug omoiouc opnyrBnke Replagal oe kvikég dokipiéc napouaiaoe loouykpaalakéc avtidpdoeg éyyuong. Téaoepic and 17
(23,5%) maidlatpikoug aoBeveic nhikiag > 7 €Tav mou ouppeTelyav o€ kKAVIKE SoKIpéC mapouoiaoav TouNdXIoToV il
avtibpaon éyyuang oe ypovikd didotna 4,5 etdv Bepaneiag (péon didpkewa mepinov 4 ypovia). Tpeig and 8 (37,5%)
nabiatpiods aoBeveic nhikiag > 7 etav mapousiasav ToukdyoTov fiia avtidpaon mou oyeTieTal e Ty éyyuon o€ 1éoo
didotnyia napakohouBnong 4,2 xwv. XuvoNikd, 10 Too00Td Twv avtidpdoewv mou oxetiCovia ie T éyxuon fitav onpaveikd
XapnA6tepo otic yuvaikes and 6,1 otoug vipeg. Ta o uyva oupmtwyata ftav piyn, kepakalyia, vautia, mupegia, epubpiaon
Kat konwon. Oxt ouyvd éxouv avagepBei ooPapég avtibpaceig katd Ty éyxuan. Mia avaokomnon kapdiakv uppdviwv
£beiée ot o1 avriBpdoei éyxuang pnopei va oyetiCovtat e aioduvapiko otpe¢ iou upodotel kapdiaka ouppdvia oe aoBevelc
e mpobndpyouoeg kapdlakég exdnhwoelc e vooou Tou Fabry. Ta oupmtpata mou avagépBnkav nepapBdvouy nups{m

piyn, Tayukapdia, kvidwon, vautia/épito, ayyeloveupwTiko oibnpa e auogiyKTIKO aioba hatpod, cupiypo Kat Sloykwpevn

yhwaoa. AMa oupmtepata mou oxetiCovta e Ty éyxuon Bavou (akn kat fa. H évapén v aviidpd
TIoU oetiCoval e TV éyyuon €xouv yevikd napatnpnBei 2 e 4 privec éneta and v évapén e aywyrg e To Replagal
niapoho mou letayevéatepn évapén (énerta ano 1 ypovo) éyet eniong avagepBel. Autég ol emdpacelc pelbkav pe v
Tidpodo Tou Ypdvou. T mepimTwon mov MpokGPouy fimag i Hétplag ooPapdtnag oeiac Hopeng aviidpdoel éyyuong, Ba
nipénetva avadnnBel apéowg tatpikii BoriBeta katva ingBolv Ta katdMnha pétpa. H éyxuon pnopei va Slakonel npoowpivd
(yia 5 e 10 Aemtd) €wg 0ToU Ta CUUMTGHATA LMOYWPAOOUY, KL OTN OUVEKELD 1) Eyyuon Hopel va apyioel ek véou.
Mapevépyetec fymag kat napodikrg uopwn(av&xerm vay anartoov mpmn avTIeTmon f dlakom m(zvxuunc Emmhéov
and Tov otopato 1 evoogheping xopnyoupievn mpoep 13 JIVIK f/Kal Kop p
amo T éyxuon evOEXETal v anoTpéEl TUYOV 0UVodEC avnépumc [ude nepmmaq Gmov marTeiTo ouumuanm Bepaneia.
Avubpdoeic unepevatonotac: Exouv avagepBel avtidpdoeig uep . Av iap (v 00Bapég avaguAaKTIKEC
avuibpaces 1 unepevaiobnoiac, Ba mpénel va e€etaotei To evdeyopevo 6\a><ovmc G yoprynong Replagal kat va axohouBnel
katdMnAn aywyr. Ba mpénet va pobvtal Ta 1oxbovta [aTpikd mpGTuTa Mept enelyouoag aywyic. AVTIOUaTa oty MpwTeivn:
Onwg e Oha Ta MPWTEVIKA apHAKEVTIKG Mapaokeuaopata, ol aoBevels eviéyetal va avanmtocow aviioopata oty
nipwrelvn. Ze mepinou 1o 24% and Toug Avipeg aoBeveic otoug omoioug xopnynBnke To Replagal mapatnprBnke andvinon
avtiowpatog IgG xapnhod tithou. Me Bdon ta meptoploiéva deSopiéva, To ooooTd auto éxel pedei ot elvar pikpdtepo (7%)
oTov naidlatpiko minBuopd apoevikol yévous, Autd Ta aviiowpiata lg6 epgpaviCotav va avamtboooval nepinou 3-12 jiijveg
énenaand Ty aywyn. Enerta and 12 e 54 pivec aywyrg, o 17% Twv aoBevav atoug omoioug opnyrBnke 1o Replagal frav
akopa Betikol ota avtiowpata eve) 1 7% épolalav va avartiooouv avooohoyikr avori, Baoel T eSagaviong Twv
avtiowpdtev lgG e Ty mapodo Tov pdvou. To undhotro 76% fitav apvntikol ota aviiopata kab’ okn T didpkela. 2e
naidtatpikol aoBeveic nhikiag >7 eta, 1/16 dppeveg aoBeveic eGetaatnkav Betikoi yia avtiowpiata avii-ayahoiddong ahga
19G katd ) idpketa g pehéng. Aev aviyvebTnke kapia a0&non 0Ta MooooTd EUpAvIOn Twv QVEMBOUNTWY EVEPYEIDV Yia ToV
aoBevi) auto. 2e naidlatpikolc aoBeveic nhikiag <7 eta, 0/7 dppeves aoBeveis eGerdotnkav Betikol yia aviiodpata avi-
ayahatdaonc dhea lgG. Oeikotnta yia aviiodpata IgE mov dev oxetiCetar pe avagulagia éxel avagepBei oe Khikéq GoKIéG
0¢ éva TN Tieploptojiévo apiBi aoBeviv. AoBeveic e Lelwon g veppikiic Aertoupyiac: H napouoia extetapiéung vegpikrc
BAGBne av&axerm va nepmp\oa 0 veQpIki} avtanokpion ot Bepaneia ev{upikric Gotaong, mBavag Aoyw i
1 avaoTpéyij Ik Bohav. ST QUTEC, 1 aMONeLa TG VEQPIKNC Aeroupyiag mapapiével evioc Twv
avaylevopevwy matoiwy g puotohoyikic e6éNiEn g vooou. Natpio: Auto To gappakeuTiko mipoidv mepiéyer 14,2 mq
vapiou avd lakiio, mou toduvayii e 0,7 % Trg ouviaTapevng and Tov M0Y péyiotng nyteprota mpooknyng 2 g vatpiou
Jéow dlatpogric, yia évav evijhika. 4.5 ANnAemdpaoei pe dAha papp d mpoiovTa Kat GANEC pop@éc
aNnhenidpaon: To Replagal dev mpénel va yopnyeita napaMnha pe Ywpokivn, aiodapév, Bevokiv f yeviapukivy
kaBag o1 ovoieq autég pmopodv duvntikd va avaoteiowy evdokuttapika T dpdon ¢ a-yahakto{ddonc. Kabg n
a-yakakto{iddon A anotehei and povn e évupo, dev Ba anotehovoe mBavd umoyrgio yia aMnenidpaon petach
Qapydkwy e pecohdpnon o kutoxpwpatog PAS0. Te khvIKEG peNétec, oToug mepioodtepoug aoBeveic xopnyrnnkay,
napaMnha, veuporabnika avakyntikd (6nwg kapBapialenivy, awutolun kat yaBanevtivn) Sixws va ouvodeutodv and
Kdnota évdei§n aMnher 4.6 Tovipona, KOnon kat yahouyia: Konon: Yndpyouv mohd neplopiopiéva Sedopiéva
O)eTka e ékBeon katd Ty eykupootvn oto Replagal. Mehéte oe (wa Gev katédei§av dpeoeq 1 équpeoeg emkivduveg
EMMTWOELC 0TV yKUPOoUVN 1 oty avamtuén Tou ejBpoou kata Ty ékBean eni opyavoyéveang (BAéme 5.3). H xoprynon oe
£yKueC yuvaikes mpéret va mpaypatooteiat {e 1blaitepn poooyr. Bnhaopoc: Aev elvat yvwoto ecv n Replagal amexkpivetat
oto avBp@nvo yaha. H yoprynanBnhalouoeg yuvaikeg mpénet va npavumonomml Ji€ btaitepn mpooox). [owt omm bev

Nivakag 1
Koatnyopia/opyavikd AvemBopnTn evépyeia
chotnua
Tohv ouyvéC Tuyvéq ‘0x1 ouyvéq Mn yvwoté
v DMatapayég o TIEPIPEPIKO 0idNya
flexow JetaBohiopod kai g
Bpéyne
Miatapayéc Tou veupikod | kegahahyia, Cakn, | duoyevola, napooylia
ouoTraTog veuponadnikd umepunvia,
ahyog, Tpojiog,
unatobnoia,
napatobnoia
OgBahykéc dlatapayéc auénpévn elwpévo
Sakpoppola QVTQVaKAAoTIK TOV
KepatoeIdoug
Aiatapayéc Tov wrdg kat | epoéc £ppoéc
70U haBupivbou embevwdeioeg
Kapdiakéc dlatapayéc aioBnua mahpwy Tayukapbia, koK | TaxvappuBpia (oyaiia Tou
Happapuy {wokapbiou,
kapdiakr
avendpkeld,
KoINGKEG €KTAKTEC
OUOTONEG
Ayyelakéc dlatapayéc unépraon, undraon,
ey
laTapayéq Tov Suomvola, Bryac, Bpdyyoc pwvic, KOPEOWOC 0€uyovoU
0 pwoapuyyitida, QUOQIYKTIKO aioBnpa | pelwpiévog,
auoTuatog, Tou Bpaka | papuyyitida haiyiod, pvoppota | Av€npévec exkpioerg
kat Tov iecoBwpdkiou Tov haipod
Niatapayég Tov £pietoc, vauria, kothiakii Suopopia
YAOTPEVTEPIKOD Kothiako Ghyoc,
didppota
1 e 24 Gpec Tpw Aiatapayéc Tov Géppatog | e6avinyia Kviwon, epvBnyia, | ayyeloveupwtikd
Kai Tou umoddplov 0ToU Kvnapdc, akur, 0idnpa, dikuw
unmepiopwaia neiwon
Miatapayég tou apBpakyia, Ghyog JUOOKENETIK kapnBapia
HUOOKENETIKOD péhoug, pualyia, Suoavedia,
0uoTipaTog, Tou oogualyia TIEPIPEIK
QUVBETIKOU 10TOU Kal Sidykwon, ioykwon
T0V 00TV GpBpuwong
Niatapayég o unepevaioBnoia QVaQUAGKTIKT
QVoooToInTIKOU avtibpaon
0UOTAATOq
[evikéc Slatapayég kat Buwpakiko akyog, aioBnpa ovogyeng | e§avBnpa ot Béon
Kataotdoeig G 080y piyn, mupegia, Tov Bipaka, Komwon | éveong
xoprynong dhyog, e€aoBéwion, | emdewwdeioa,
Konwon aioBnon Beppod,
aioBnon Yuypou,
ypmang owvdpoyr,
Suopopla, Kakouyia

B). eniong mapdypago 4.4.

Nepiypagn emheyyévwy avemBopntwv evepyelv: Ot aviibpdaeic mou oxetiCovtat jie T éyyuon kat Tov éxouv avagepBel
Jetd v kukhogopia Tou mpaidviog(BAéne emiong mapdypago 4.4) pnopei emiong va nepayBavouy kapiakd ouppavia
0mw¢ kapdiakeg appuByieg (kohmikr pappapuyr, KoINaKES EKTakTeg cuaToAée, Taxuappubiia), loyaipia Tou puokapbiou, kat
Kapdiai avendpkeia o aoBeveic e vooo Tou Fabry epmhékovtag Tig kapdlakéc Sopéc. Ot mo ouyvéc avtidpaaeic mov
ayetiCovtar pe v éyxuon fitav fimeg kat mephapBdvouy piyn, mupegia, £6apn, kepahalyia, vautia, dbonvola, Tpdyo Kat
Kvnopo. ZupnTwpata mov oxetiCovtat pe Ty éyxuon pnopei niang va nepiapBavouy {hn, uneptdpwoia, undtaon, Brixa,
£peTo Kat Komwon. YmepevaioBnoia, ovpmepiapBavopéviov avaguhagiac, éxer avagepBel. Naidlatpikoc minBuopog: Ot
avemBopnTeC evépyeleg mou avaépbnkav otov madlatpiko mnBuoyd (matdid kat egriouc) frav, YeviKag, mapopoleg He
eKeivee Tou avagépBnkav otoug evihikec. Qotooo, aviidpdoelc mou oxetiCovtat pe Ty éyxuon (mupecia, Soomvola,
omBayyn) kai mapouven dyouq mapouotdotnkav o ouyva. Ahor edikoi mhnBuoyiol: AoBeveic pe veppondbeia:

napumpnﬁnmvemépaoacomvovmommappzvocozus)\srzc (paywyrig o€ apoeviolg apoupaiou. 4.7 Emép
6TV KAVOTN 1YNoNG Kau xeig pnxavny < To Replagal dev éxet kapia ) éxel aofpavin enidpaon oty
u<avomra 0diynang kat yeipiopod unxavnumwv 4.8 AvemBopneg evépyeteq: 2ovoyn npogik aopdkeiac: Ot mo ouyva

T 0 evépyelec fitav avridpdoeig mov oxetiCoviav He TV éyxuon, ol omoieg mapovoidoTnkav oto 13,7%

Twv evijikwv aoBeviv atoug omoioug xopnyrBnke To Replagal oe kwikéc Sokipéc. Ot eplaodTepeg avemBOpNTeS evépyeleg

AvemBupnec evépyeiec papudkwv mou avaépBnkav o aoBeveic e 10Topikd veppondBeiac Teikol atadiou fitav mappioleg
i€ exelvee Tiov avapépBnkav Tov yeviko minBuopo Twv aoBevav. Avagopd mbavohoyoliievwy avemBounTwy evepyeiov: H
avagopd mbavohoyolyevwy aVeMBOINTWY evepyelv Hetd amd T Yoprynon ddelag Kukhopopiag Tou QapHakeuTikol
Tipoidvtog elvar onpavtikr. Emtpénel ) ouvey mapakohoiBnon TG oxéong o@éhouc-KvAGVOU TOU QAPHAKEUTIKOD
Tipoidviog. Znteftar and Toug emayyehatiec Tou Topéa T uyetovopkiic mepiBalyng va avagépouv omoteadiimote

fitav and fima péxpt pétplag aopapdtntac. Aiota avemBountwy evepyeldv o¢ poper mivaka: 2tov Mivaka T napari

evépyelec péow: ENda: tov EBvikos Opyaviopol Gappdkwy, Meooyeiwv 284, GR-15562

YoUpevee avemBopny



Xohapydc, ABrva, Tnk: + 30 21 32040380/337, Oat: + 30 21 06549585, lotéromoc: http://www.eof.ar. Kimpog: Twv
Oapyakeutikey Ympeotdy, Yroupyeio Yyeia, CY-1475 Aeukwota, Tnk: +357 22608607, 0at: + 357 22608669, lotdtomoc:
www.moh.gov.cy/phs. 4.9 Ymepdosohoyia: e KAVIKEC GOk 60ei¢ éwg 0,4 mg/kg efdopadiaiwg,
kat 1o mpogik aogaleiag ou¢ dev frav dlagopetikd and T ovviotwyievn 6o Twv 0,2 mg/kg kdbe detepn epdopdda. 5.
(OAPMAKOAOTIKEX IAIOTHTEZ: 5.1 Oapy piké 1drotnTeg: OappakoBepaneutiki katnyopia: AN memike
006 kat mpoidvta petapohiapol - Ev{upia. Kwdikog ATC: A16AB03. Mnyaviopoc Spdanc: H Nooog Tou Fabry ouviotatat o pia
dlatapayiy Tou amobépatog y\ukoogyyohmdiwy mou ogeiletar o€ ENATTWHATIKY GpACTAPIOTNTA TOU AOOOWHATIKOY
&v(0pou a-yahaktoiddon A, mou éyet we amotéheopia T auoawpeuan globotriaosylceramide (Gb3 i GL-3, yvwoto eniong wg
Tpie€oaddon kepapdiov [CTH]), mou anotehel To uméoTpwpia autod Tou ev{iyiov. H ayahoiddon Gha katahber Ty
udpdhuan Tov Gb3, anokoN@viac éva akpaio kKdapia yahaktolng amd To popio. H aywyr e To évlupo auto éxel Karaézlxm

AMn khvikd - epmeipia. Ot avidpdoeic mou oxetiCoviat pe v éyxuon €xouv mapouotaotel o 9 aoBevelc Tou
TipwioBepaneudyievov ThnBuapiod (31,0%) ae abykpton e Toug 27 aoBeveic minBuopiod mou petamdnoe (38,0%). Medém
e moikiAa dogodoyikd ayriuata: e jia avoIkTr TuxaiomoInuev AT, Gev umfpyav oTaTIoTIkA onpavTikéC Slagopeq petagl
enhikwy aoBeviov mou Ehapav Bepancia yia 52 ebdopadec jie 0,2 mg/kg evoophepiwg kabe devtepn eBdopada (n=20) kat
aoBevav mou éhapav Bepaneia pie 0,2 mg/kg epdopadiaiwog (n=19) atn péon aMayr and m LVMI ypapprg avagopdc 1
dMa Tehikd onpeia (kapdiai Aeoupyik katdotaon, vegpiki etoupyia, kat gapyakoduvapiki dpaotnpiotta). Ze kibe
odda Bepanelac, n LYMImapépewe otabep katd v mepiodo Bepaneiac e pehétne. H ouvoliki ougvotta eppdviong TAE
Katd oyada Bepaneiag dev €0eiée kamola epgavi) enidpaon Tou oxruatog Bepaneiac oto mpogik TAE Twv SlapopeTiKav
opdduwv Bepaneiac. H auvoliki} auyvoTnTa epgdvionc ZAE katd opdda Bepanelag Sev €deie kamola eypavi) enidpaon Tou
oyuatoc Bepaneiag oto mpopih ZAE Twv Slagopetikiv opddwy Bepaneiac. Avodoyovikdtnia: Ta avtiowyata oty

0TI el@vel T 0uoowpeuan Gb3 o oMot Timoug Kuttdpuwv oupmepthapBavopévioy Twv \aKGV Kal Tap:

kuttapwv. H ayahaidaon dhea éxet napaydei oe avBpdmvn KUﬂﬂleﬂ ypappn oTe va mapéxel éva mpogih avBpumvng
yAukoouhiwang mou va pmopei va mnpedoel v TpooAnN amb Toug UTdoEiC PuapopIkAC Hawdlng -6- el e mpdveiac
Twv Kuttdpwy-otoyo. H emhoyr 60ong Twy 0,2 mg/kg (nou eyyéetar ent 40 Aema) yia ¢ kKANVIKEG HENETEC e eyypagn
TIPOOPIOTIKE Yia va IKavOTolr el TapodIkG TV IKQVOTITA TwV UTOGOKEWY PLOYOPIKIC HaWOLNG -6 va E0WTEpIKOTOIO0Y TV
ayahatddon Gha oto fmap Kkai va emrpénouy T Slavopr Tou ev(pou 0e GMOUC 10ToUG OYETIKOV 0pydviv. Aedoéva
aoBeviav umodeikviou o1t Toukdxiotov 0,1 mg/kg anarteitat yia va emeuyei a gappaxoduvapiki andvinon. Khwikh
anoteheopatiotnta kat aopaheia: H aopdheta kat n anoteheopatikotna tou Replagal extipriBnke oe 0o Tuyatomoinpiévec,
SIMMEC-TUPNEG, ENEYYOHEVEC e EIKOVIKO PAPHAKD HENETEC Kal PENETEC TapdTaang avoikTrig évdeiéng o€ éva olvoho oapdvta
aoBeviv atoug omoioug Sleyvwodn n Nooog Tou Fabry Bdoet Khwikv Kat loynpikav ototyeiwv. Or aoBeveic Ehapav T
ouvioTpevn d6on Twv 0,2 mg/kg Replagal. Eikootmévre and 1oug aoBeveic ohokhpwoay Tv mpn pehém kat evidyBnkav
o€ {lehétn napdtaong. Emerta ané 6 prve aywync, 1 peiwon Tov dhyoug atoug aoBeveic atoug omoioug opnyriBnke Replagal
fitav anpavtiki} o¢ oxéon He Toug aoBeveic atoug omoioug xopnyrnke Eovik pdppako, (p=0,021) alpwva e TV
£ykupn Khipaka étpnang ahyoug Brief Pain Inventory. Auto ouoyetioTnKe jie pa onpaviki yeiwon ot ypron avahynTikev
Xpoviac veupondBeiag kabie kai pe Tov apiBo Twv nepcv mou €yive A avaynikav. Ze enakoloues peNétec, oe
naidlatpikoig aoBeveic apogvikol yévoug nhikiag dvw Twy 7 etdv, napatnpibnke jieiwon Tou movou énera and Bepaneia 9
Kat 12 pnvev e To Replagal o€ abykpton yie T ypaypr avapopdc e mpoBepaneiag. Autd n peiwon tou ahyoug Siatnpribnke
&ni 4 ypovia Bepaneiag pe Replagal e 9 aoBevei (o€ aoBevelc 7 — 18 etav). Awdeka éwc 18 pvec Bepaneiag pe Replagal
katéhnée ae BeNtiwon oty moidtta Cwric (Qol), abpgwva pie pétpnon and emkupwiéva dpyava. Enera and 6 v
aywyn, 1o Replagal otaBeporoinae T veppiki} Aerroupyia oe abyKpion e pia emeivwon mou onpieiwoav ot aoBevelc otoug
omofoug xopnynBnke eikovikd pappako. Blowia veppikwy detypdtwy amokahue ua onpaviiki abénon Tou kKhdopatog Twv
QUOLONOYIKGV OMIEIPANATWY KAl [0 ONUAVTIKY} eiwon 0T KAAOA TV OEIaATLY |iE {Eoayyelakr] Slebpuvon atoug
aoBeveic ot omoiot AayBavav Replagal og avtifeon yie Toug aoBeveic mou AayBavav eixoviko pdppaxo. Enera and 12 e 18
fvec ouvtnpnikrc Bepanelac, 1o Replagal abpgwva jie To puBu ometpapatikic dinBirioewg mov BaciCetat ot pétpnon me
wouhivng, Pektiwoe  vegpikr Aertoupyia katd 8,7 + 3,7 ml/min (p=0,030). Mo paxponpdBeopn Bepaneia (48-54 prvec)
Katéhnée oe otaBeponoinon Tov pubjiod ometpapatikic dinBrioewg (GFR) oe aoBeveic apoevikol yévoug e guatohoyikd GFR
ypapyrc avapopdg (= 90 ml/min/1,73 m?) kai pe fima éwg pétpia vegpikry Suakemoupyia (GFR 60 éw¢ < 90 ml/
min/1,73 m?), kat o€ jieiwon Tov puBliod emdeivwong T veppikiic Aertoupyiag kat TG eEEMENG TG vepikiic vooou oTo
Tehko 0Tadlo o€ aoBeveic apoevikol yévoug mou énacyav and T Noao Tou Fabry yie mo Bapid vegpikr duokermoupyia (GFR
30 éwg < 60 ml/min/1,73 m?). Xe ua dedrepn pehém, Sexanévte aoBeveic mou énaoyav ano uneptpogia G aploTeprc
Kothiac ohokAApwaav fita ENeyXOHEV LE EIKOVIKO QAPHAKO PENETN BldpKelac 6 vy Kat eviayBnkav o€ pehétn mapdtaon.
H aywyi e Replagal katénge, énera and pétpnon péow Mayvntikiic Anetoviotikrc Topoypagiag (MRI), o€ pia peiwon
11,5 g o paca g apioteprc Koihiag ot eheyxouievn pehém, eve ot aoBeveic ot omoiot AdyBavav €lkovikd gappako
napousiaoav abénan ot pdca e apioteprc koikiag kata 21,8 g. Emmhéov, atnv mpwn pehétn Gmov oupmepiehigBnkav
25 aofeveic, 1o Replagal emiong onueiwoe pia onuaviik peiwon e kapdlakic pddac énerra and 12 pe 18 W]VE(

yahotdaon ahga dev éxer katadeitei va oyetiCovrat pe Kapd kNvIKG onpavTiki Tapevépyeia avagopikd jie v aopaleia
(my. avudpdoeic éyxuonc) i TV amoteh omnta. 5.2 O é¢ 1016tnTec: Te evijhikeq aoBevelc
apoevIkoD Yévoug, XopnynBnkav povéc 6aeic (kupawdpeves and 0,007 éw 0,2 mg ev(bjiou avd kg owpiaTikod Bapoug) e
T Hopor evioghéiac éyyuanc didpketag 20-40 emrtav, evid g aoBeveic Bnhukol yévoug yopnynBnkav 0,2 mg ev{lyiov avd
kg owpatikod Bapoug pe T Hoperi éyxuong didpkeiac 40 Aemtv. Ot QAPHAKOKWATIKE 1B10TTEC 0VOIAOTIKA Ogv
ennpedotnkav and m §6on Tov ev(vpou. Enerta and pia povadikr evdophéBia d6on 0,2 mg avd kg, n ayahaiddon ahga
axohouBnoe dpaaikr) diavopr) kai mpogik anoBoric amd Ty kukhoopia. Ot pappaKkokIvTIKES TapapeTpot dev diépepav
anpavika yia ta 8o goa. H nuioeia (wr anoBolic fitav 108 = 17 hemd oou¢ aoBevelc apaevikob yévou, vty aToug
aoBeveic Bnhukod yévoug frav T Ta&NG Twv 89 =+ 28. 0 dykog Slavopiric fTav Katd mpoaéyyion 17% Tov owpatikol fdpoug
Kat ya 1a 6o guha. H opahoroinyiévn kdbapon frav 2,66 ml ava Aemté yia kdBe kg owpatikol Bapoug yia Tou aoBeveic
apoevikol yévoug kai 2,10 ml avé hemto yia kdBe kg owpatikod Bapoug yia toug aoBevelc Bhukod yévoug, avtiotoiya. Bdoet
TNC OOIOTNTAC TWV PAPHAKEUTIKAY 1BloTTwv TG ayahatddong dhga atoug aoBeveic T6ao apoevikol 6oo kai Bnhukod
yévoug, n Slavop TO00 GTOUC KUPLOU LOTOUC A0 KAl 0Ta GPYava AVApEVETal va fvat eniong auykpiotyn yia Ta dbo goha. EGt
pives énerra amd v aywyr pe Replagal, 12 and touc 28 aoBevelc apoevikod yévoug mapousiaoav aMotwpév
QappaKokvTIKi| oupmepapBavopévng epgavos abénong e kabapong. Autéc ol petaBoléc ouoyeTiotnrav e TV
avamtuén avtiowpdtwy yapnhou tithou oty ayahotddon dAga aMd atouc aoBeveic mou éetdotnav dev napatnpriBnkav
Kwikd onpavikéc emGpdoeig ent T aopdhelag f) g anoteheopaTikoTTa. Bdoet e avaluong Twy Bloyicy Tou fnatog
TIpWV Kat {eta T xopriynon G6oewv o€ aoBeveic apoevikol yévoug mou émaayav and T Nooo tou Fabry, n npioeia {wi Tou
10700 éxet uriohoyiotei va umepfaivet Tic 24 wpeg kat 1 nraTik mpdohnn Tou evlbpou ektipdtat ato 10% g xopnynBeioag
§oanc. H ayahatddon Ghoa anotehel mpwreivn. Aev avapévetat va deapieletal amd mpweivec. Avapévetal iy petaBoNiki e
anoikodopnon va axohouBei Ta povondria dMwy mpwreiviay, dn). v memuidiakr udpdhuon. H ayaloiddon dhga dev
anotehei mBavo uroyrigio yia aMnhemidpaon petald pappaxwv. Nepoirj duoderroupyia: H vegpikry anoPoh e
ayahaiddong ahpa Bewpeital devtepebov povomdt kabapong Oedopévoy 0TI 0L GAPHAKOKNTIKES MapapeTpol dev
aMotwvovar amo v e§aoBevnuévn veppiki Aeroupyia. Hramrj duarertoupyia: Kabax o petaBohiopoc avayévetaiva NdBet
X0pa péow memdlakric udpohuong, n eéaoBevnyiévn nratiki Aertoupyia dev avapévetal va ennpedoel TV apuakoKTIK
¢ ayakotbdong dApa o khvikd onpaviik Babpo. Madiatpikds mnfuaude: Ze naidid (nkikiag 7-18 1av), n kaBapon Tou
Replagal mou yopnyrifnke ota 0,2 mg/kg éywve Taybtepa ano v kukhogopia an' 6,1t otoug evihikeg. H iéon kdBapon tou
Replagal o naidid nhikiac 7-11 €1av, o€ erBoug nhikiac 12-18 e, kat o€ eviikeg fitav 4,2 mi/min/kg, 3,1 ml/min/kg,
kat 2,3 ml/min/kg, avtiotoga. Ta gappakoduvajiikd dedopiéva umodetkviouy 6 oe Soon Tou Replagal ota 0,2 mg/kg, ol
JelwoEl Tou Gb3 ato mdopa riav mepimou ouykpioiieg petah ey kat pkpav naidiov (BAéne mapaypago 5.1). 5.3
Mpokhwika Sedopéva yia T aopddeta: Ta un khvika dedopéva dev amokakumouy biaitepo kivbuvo yia tov dvBpwro
13 Baon I pehéte TodikoTTac enavakapBavopieviov d0ogwv. [ovoTogIKTNTa 1y Kapkwoyovoc dpdan bev avapévoval.
Mehéte ToikoTTac 0TV avanapaywyiki tkavotnta oe BnAukoUc enfuec Kat Kovikhoug Oev éxouv deléet enibpaon emi g
Konong 1 eni Tou avamuoodyevou eppuov. Aev éxouv dieéayBei peNétec 0oov agopd Tov Toketd T mepiyewvnikiy/
petayewniki] avamuén. Aev efva yvwoto av To Replagal dianepva tov makotvia. 6. GAPMAKEYTIKEZ MAHPO®OPIEX:

ouvnpntiki¢ Bepaneiac, (p<0,001). To Replagal ouayetiomke emiong pe Bzhlmcn me 6T Tou i pe
pefwon g péong diapkelag QRS kar ouvodo pefwon Tou Slagpayj nidyoug 0TV nywkapdloypagla. 21a maila
die€aywyrg Twv peheriov S0o aoBeveic pe anokhelopd degiol oxéhouc enavihbav oe guatohoyikij katdotaon akohoubiviag
aywy e To Replagal. Enakohoubec pehétes avoiktrc évdeténg katédeiéav onpaviiki Helwon ané T ypauy avagopdg ot
pada e aplotepric Kothiag péow nywkapdloypagiag 1doo oe aobeveic apaevikod 0o kat ByAukol yévoug mov énacyav and
0 Nooo Tou Fabry iéoa oe iaotnpa 24 éwg 36 pnvav Bepanciag pe Replagal. Ot pewoeic ot pada e apiotepric kokia
Tiou mapatnprBnkav péow nywkapdloypagia doo oe aobeveic apoevikob 600 kat Bnukol yévoug mou énaoyav amo T
Nooo tou Fabry péoa oe Gidotnpa 24 ¢wg 36 pnvav aywync pe Replagal oxetiomkav pe anpaviik Bektiwon Twv
OUUMTWATWY 6w HeTpriBke o0pgwva e TV Taévopnon kata NYHA kat CCS o aoBeveic mou énaoyav and T Nooo Tou
Fabry e Bapid kapdiaxi} avendpkela fy oupmtepata otnBayyng oTn ypapyi avapopdc. e abyKpion jie To elkovikd dppako,
1) aywyr pe o Replagal peiwoe enfong T cuoowpevon Tov Gh3. Enerta amé Toug mpwToug 6 rveg aywyrc, n péon Heiwon
Tou mhdopato, T evamoBeang obpwy, Twv delypatwy Ployiag imatog, veppol kat kapdiag fav T déng Tou 20-50%.
‘Enerta and 12 e 18 privec aywyrc, mapamprnke peiwon Tou Thdopatog Kat g evandéBeang odpwy jie epog peiwong
petadd 50 - 80%. Ot embpdoeic oo petaPoMopo cuayetiotkav emiong He kK\vika onyaviki abénon apoug, augnueévn
£pidpwon kar auénuévn evépyeia. Zupato jie To kAo amotéleopia Tou Replagal, n aywyr pe 10 évupo peiwoe 0
0V00(PEUON Gb3 o€ ToMOU TUMOUE KUTTAPLY, OUMEPINANBAVOLEVEV TwY VEGPIKWY OTIEIDANATIKKY Kal TwV Gwnvap

EMBNMaK®Y KUTIAPWY, TV VEGPIKY TPIYOEISLY svéoen)\lamv Kuttdpwy (kapdlakd kat eppatika Tpixoeldn evBoBnhiakd
KiTtapa Oev eetdoTnrav) kal Twv Kapdlakwy puokuTtdpwy. Ze naiblatpikods aoBeveic apoevikod yévoug mou énaoyav and
0 Nooo ou Fabry, 1o Gb3 mhdopatog etk katd 40-50% énerta and 6 privec Bepaneiag e To Replagal 0,2 mg/kg katn
peiwon auth mapéjiewe éneta and ouvolika 4 prves Bepanciac oe 11 aoBeveic. H mepimwon éyyuong Replagal oto onitt
unopel va e¢etaotei yia aoBeveic ot omoiol avéyovtal kakd Ti¢ eyyUoelc o Toug yivovtat. Madiatpikds mnbuoudc: Te
naidlatpikoig aoBeveic apoevikol yévoug mou énaoyav and T Nooo tou Fabry = 7 etav, n umepBoikr Sirfnon pmopei va
elvat n mo mpyipn ekdAwon TG epmoKiic Twy veppay ot vooo. Meiwon Twv umepguOIoNoyIKGV ToUg urodoyéwv eGFR
(umodoyeic Tou mapdyovta emdeppikAC avamTuéne) mapatnpribnke evtoc 6 pnvav and Ty évapén e Bepaneiac e To
Replagal. Merd ard éva pvo Bepaneiac pe ayahatddon ahga 0,2 mg/kg foopddanapd Boopdda, ot pn guatohoyika upnhoi
eGFR pewdnkav amo 1434 + 6,8 oe 1213 £ 5,6 mL/min/1,73 m? o aut v umoopdda kai utoi ol eGFR
atabeponouriBrkav 1o uatohoyiko epog kata T didpkela 4 etwv Bepaneiag jie Replagal 0,2 mg/kg, 6w kat ot eGFR Twv
1 uneptdinBnTipwy. Ze naidlatpikodc aobeveic apoevikod yévoug > 7 €16, n petaBntotna tou kapdiakol puBpod fitav
10 guotohoyikr) ot Baoikr ypapr Kat BeNtiaBnke petd and 6 prvec Bepaneiac pe Replagal og 15 aydpia kat n Pehtiwon
diatnprifnke katd m Sdpketa 6,5 etiiv Bepaneiac pe Replagal 0,2 mg/kg o€ pia avoikr, pakponpoBeapn pehétn napdraon
0¢ 9 ayopia. Metagd 9 ayoptaw e pala g aptotepric kothiag (LVMI) e Oeikn To b eviac Tov puotohoyikod elpoug yia
naidid (<39 g/m?’ ae aydpia) o aoikr ypapyr, o LVMI apépieve otabepdg oe enineda kdtw and Tov 0ud6 uneptpopiag
0 aplotepric koihiag (LVH) kab'ohn ) Sidpkeia twy 6,5 1év Bepanelac. e pia dedrepn pehétn, oe 14 aoBeveic nhikiag > 7
€100V, Ta amoTeéopata OyETIKa (e T petaPAnToTnTa Tou Kapdlakod puBjod fiTav ouvem e mponyoljieva euppata. 2e
qutr T pehémn, povo évag aoBevnc efye LVH ot Bacikn ypaypn kat apépietve otaBepdg e Ty apodo Tou xpovov. Nia Toug
aoBeveic nhikiag petadh 0 kai 7 ewv Ta meploplapiéva dedopiéva dev detkviowy eldikd (ntruata aopalelac. Merém oe
aobeveic mov peramndobv and ayakaddon Brira oe Replagal (ayakaiddon dhga): 100 acBeveic [mpwtoBepaneudpevol (n=29)
1y mou eiyav Aaet mponyosyevn Bepaneia pe ayahaiddon Brita kat ot ooiot petanidnaav o¢ Replagal (n=71)] é\apav
Bepanela yia éwe 30 prvec oe pia avoikt, 0 eheyxopevn pehém. Mia avaluon £deiée 6Tt avagépBnkav coPapéc
avemBUpNTEC evépyelec 0To 39,4% ekelvwy Twv aoBeviv ot omolol petamidnoav and v ayahaiddon Biita o€ alykpion e
70 31,0% ot ekefvoug mou bev eiyav umoPAnBei mponyoupévi og Bepaneia mpiv amd T ewoaywyn oty pehém. Ot aoBevelc
miou petamidnoav and v ayakotdon Prita oe Replagal €lyav mpogik aopaleia ouvenéc pie exeivo mou napatnpribnke oe

6.1 Katdoyog ex8oxwv: 0wogopikd vatplo Hovoaaikd, Hovoidpiko. Polysorbate 20. Xhwptolyo vatpio. Yopoteidio tou
varpiov. Evéoo Udwp. 6.2 AoupBarotnTeg: EMeiel HeNETOV OKETIKG j1é T 0UBaTOTNTA, T TIAPOV (aPUAKEUTIKG Tpoioy
Oev mpémel va avapeyvoetal pe dMa gapyakeutikd mpoidvia. 6.3 Midpketa {wrg: 2 ypovia. Exer amodenel n
QuatKoxnutk otaBepdTnTa katd ™ idpkela TG xpriong yia 24 wpeg otoug 25° C. A pikpoBlohoyikic amoyng, o mpoiov
Ba mpénet va ypnatponondei apéowg. Edv Sev ypnotonoinBel apéow, ot xpovol kat auvBrkeg amobikevong katd ™
Q1dpKeta TG ypriong mpiv and T xprion anotehodv uBlvn Tov XprioTn Kat Kavovikd Sev mpémel va umepBaivouy Tic 24 Gpeg
ae Bepiiokpaaia 2 éwg 8 C, ktoc edv éyel yivel apaiwon umo eheyxopeves Kat nahnBeupiévec aonmTikég auvbrkec. 6.4
181aitepec mpogulager¢ katd Ty @UAagn Tou mpoidvtog: Duldooete oe Yuyeio (2°C — 8°C). 6.5 GUoN Kat
 Tou mepLEKTN: 3,5 ml mukvol dlaNdpatog yia mapaokeur| diahvpatog mpoc éyxuon oe @lakidio Twv 5 ml (yuali
Tomou \) oy Ucppav\(zml and éva ehaotikd mopa eloxwpnang and Poutthio emkaluppévo e pBopo-pntivn, éva
Jlovokdppato ahoupvévio kAAupa Kal aoomwpevo Kamdkt. Aiatifetat oe eyébn OUUKsuaomc 1,4 110 gohdiwv avd
Kouti. Mnopei va pnv (popolv OheC 01 auoKevaoiec. 6.6 181aitep Kat dAog
XELPLopog: - Yohoyiote T S60n kat Tov apiBo Twv piakidiwv Replagal mou 6a )(paumms Apatwote 10 0uvohiko oyko
Tou mukvol diakdpartog Replagal mou xpeidleate og 100 ml Siahdpiatog mpog éyyuan xhwplodyou vatpiov OuyKEVTpWONG
9 mg/ml (0,9%). Emdeiéte npoooyr wote va eGaogahioete T oTelpoTTa TwV SlaNupGTWY 0L TIpoETOIACeTe, dedopévoy
6t 0 Replagal Sev mepiéxer kdmolo ouvnpntikd 1y Baktnpiootatikd napdyovra. AkohouBrioTe aonmikr Texviki}. Ao T
oniyur mou apaiwdei, To Sidhupia Ba mpénel va avadeubei ehagppa, diywe, wotdoo, va avatapaytel éviova. « Kabag dev
UTIGpYEL Tapov kavéva ouvTnpnTIKG, OUVIOTATaL ) opriynon va Eekiv T GuvTopoTepo duvatov Letd Ty apaiwon. « Mpwv and
0 yoprynon, Ta dlakopata Ba mpénet va emBewpoival ok yia Tuyov awpaTidlakd uNiKo i anoypwpatiopd. « Mpoopiletat
yia povadikr yprion. KaBe aypnotponointo papuakeuTiko mpoiov 1 umoheljiua TPl va anoppimTeTal oupuva He TIC KaTd
T6MoU¢ 10Y00uoEC oxeTkéC dlatacew;. 7. KATOXOX THE AAEIAZ KYKAO®OPIAL: Shire Human Genetic Therapies AB,
Lindhagensgatan 120, 112 51 Stockholm, Zoundia. 8. APIOMOZ(0I) AAEIAZ KYKAO®OPIAT: EU/1/01/189/001-003
9. HMEPOMHNIA NPQTHE ETKPIZHE / ANANEQIHE THE AAEIAZ: Huepopnvia mpang éykpiong: 03/08/2001.
Hpepopnvia teheutaiag avavéwong: 03/08/2006. 10. HMEPOMHNIA ANAGEQPHEHZ TOY KEIMENOY: 06/2021

Nemtopiepeic minpogopiec yia To Tapdv gappakeutik mpoiov elvar dlabéatpe atov diktuakd Tomo Tou Eupwnaikod
Opyavioyiod Oappdxuwv: http://www.ema.europa.eu.
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16pupa Tnviakou MoMTIoHoU - THvog

Mwooa Tuvedpiou: H emionun yA\wooa tou Zuvedpiou gival n EN\nvIkn

H eyypaon nepihapBavet

H eyypapn yia touc Eidikoug kat Eidikeudpuevouc latpouc mephappdavel mpooBacn oto
ouvedplakd Xwpeo, mapakoAolBnon Tou eMaoTnUoVIkoL mpoypdupatog, QR code yia
TNV KATAUETPNGON TOU XPOVOoU mapakoAolBnong, e-moTomoinTikd mapakoAodnong
ue 21 Mopta (CME Credits) amé tov MaveAknvio latpikd S0UANoyo.

Mopiod6tnon

H Moplodotnon (CME Credits) amd tov [lMaveArvio latpikd ZOAoyo (M.1.X.)
e-certificate Oa mpooappooTel avaloyikd pe Tov Xpovo mapakoAolBnong Povo oTig
lATPIKEC EIBIKOTNTEC.

e-MotonoinTiko NMapakoAouOnaong

To e-Motomointikd MapakoAovBnong Ba gival d1abéaipo yia Toug cuvéSPOUG E TN
Ai&n Tou Zuvedpiou. Oa otalei oxeTikO email oTOUG eyyeypaAEVOUG Yia TV Sladika-
oia ékdoonc tou e-Certificate. MNa Tnv mapalafri Tou MOTOMOINTIKOU ATTAITETAL N TTA-
pakoAouBnaon tou 60% TNE CUVOAIKAC SlAPKELaC Tou EmoTtnuovikou Mpoypdupatoc.
Awpovi

‘Exel e€ao@alioOei emapkng apBuoég dwpatiwv oto Eevodoyeio Tinos Beach yia v
KaAUTepn duvatn e€unmnpétnon Twv cuvédpwv. MNa tn dlabeoipdTnTa SwaATiwY Prmo-
PEITE va eMIKOIVWVNOETE ameuBeiag e Tnv Mpappateia tou Zuvedpiou.

Emotnpovikn Etaipeia
=,

ENIZTHMONIKH ETAIPEIA

A

;ZHANZQN&OPW\NQN - p
wee’ naonzeon O enewakon E-mail: info@eespof.gr | Site: www.eespof.gr

Mpaupateia Tuvedpiov

< ONETO ONE A.E.
209 Nikns 16, 105 57 ABnva, TnA. 210 7254383-385-386,

© ? Fax: 210 7254384
o D  E-mail: info@one2onesa.com, Site: www.onetoone-congress.gr
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ZYNTAFOrPA®IKEZ NAHPO®OPIEZ

1. ONOMAZIA TOY ®APMAKEYTIKOY NPOIONTOZ

Spinraza 12 mg evéoipo didAupa

2. TIOIOTIKH KAI NOZOTIKH ZYNOEZH

KaBe @iaAidio Twv 5 ml mepiéxer nusinersen sodium mou avmioToixei e 12 mg nusinersen. KaBe ml mepiéxel 2,4 mg nusinersen. Mo 1ov TARPN katéAoyo Twv ekdEXwY, BA.
Mapdypago 6.1.

3. DAPMAKOTEXNIKH MOPOH

Evéaipo didAupa. Aiauyég kar dypwpo didAupa e pH Tepimou 7,2.

4. KAINIKEZ NAHPOOOPIEEX

4.1 OepameuTikég evdeigeig: To Spinraza evdeikvutal yia T Beparreia Tg Nwriaiag Muikig Atpogiag 59.

4.2 Aooohoyia kai TpéTog xopriynong: H évapgn g aywyrg pe To Spinraza Ba mpémel va yivetar ammd yiarpd pe epmeipia otn diaxeipion g Nwriaiag Muikig Atpogiag (Spinal
muscular atrophy, SMA). H amogaon yia Beparreia Ba mpémel va Baci(eral oTnv eatopikeupévn extiunon Tou €18ikou, aTaBuidovtag Ta avapevopeva o@éhn g Bepateiag, yia 1o
OUYKEKPIPEVO GTopO, EvavTi Tou duvnTikoU KIvOUvou Tng Bepareiog pe Spinraza. AoBeveig pe aoBapr uTroTovia koI GvOTTVEUSTIKY QVETTAPKEID KATA T yévvnan, 6trou To Spinraza
Oev Exel peheTnBed, evOEXeTal var Unv epgavioouv KAIVIKG anpavTiké 6gehog Adyw coBaprig EMepng g mpwreivng empiwong Tou KivnTikoU veupwva (survival motor neuron, SMN).
QAooohoyia: H ouviatwpevn docoloyia gival 12 mg (5 ml) avd xopriynon. H Bepameia pe Spinraza 6o mpémel va §ekivé To GUVTOPOTEPO GUVATOV HETE TN BIByvwan pe 4 500¢IG EQodou
TIg Hpépeg 0, 14, 28 kai 63. Adon cuvtipnong Ba pémel va xopnyeital pio @opd kaBe 4 urveg e@e¢g. Aidpkeia Beparreiag: Aev diatiBevTal TTANPOPOPIES YIa T LAKPOTIPGBETHN
amoTeAEOaTIKOTNTA QUTOU TOU GAPUOKEUTIKOU TTPOidvTog. H avdykn yia ouvéxion Tng Bepameiag Ba mpémer va aglohoyeital TaKTIKG Kai va eGeTaletal ae eGatopikeupévn Bdon
av@hoya pe Tv KAIVIKR eikova Tou aoBevolg kail Tnv aviamokpion oTn Bepareia. [TapdAeiwn f kabuatépnon 66ong: Av pia d6on eeddou i ouvtripnang kaBuaTtepriael i TapaeipBei,
10 Spinraza Ba TPETel va Xopnyeital cUPGWVa Pe To xpovodidypauua Tou Mivaka 1 Tapakdtw.

Mivakag 1: YuoTdoeig oXeTkG We TV kaBuatépnan r TapdAeiwn 36ang

KaBuatépnon 1 mapdAeiyn d6ong Xpovodidypapua xopriynong d6ong

Adon epddou

+ Xopnyrote ™ 660 epddou Tou £xel kaBuaTepriael 1 TTapaheipBei To auVTOUGTEPO duVaTOV, e dIdaTnpa TOUAdKIOTOV 14 npepwv peTagl Twv dO0EwV. ZuvexioTe Pe Tig
emoeveg 500€IG 0T TTPOKABOPIoPEVE LeTOBIAOTANATA a6 TV TeAeuTaia doam.

T1.X. €GV N TpiTN 660N £9AdOU Xopnynbei pe kaBuatépnon 30 nuepwv TV Huépa 58 (avti g Huépag 28 Bdatel Tou apyikoU xpovodiaypdupaTog), ToTe n TETapTn 300N £podou

Ba Tpémel va xopnynBei 35 nuépeg apyotepa, mv Hpépa 93 (avti g Huépag 63 Baael Tou apyikol xpovodiaypduuarog) e pia d6an ouvtipnong 4 priveg PeTa.

Adon ouvtrpnong Xpovodidypapua xopriynong d6ong

>4 £wg < 8 priveg ammd v TeAeuTaio 00N + XopnyroTe ™ 860N OUVTAPNONG TTOU £XEl KABUOTEPHOEI TO GUVTOUATEPO BUVOTOV. X GUVEXEID

+ XopnynoTe TV emopeVn 00N CUVTAPNONG CUNPVA HE TO apXIKO XPOVOBIAYPaUa, EQOTOV QUTEG Of BU0 OCEIG
XOPNYOUVTal g PeaodIAoTnua TOUAXIoTOV 14 nuepwv*

2 8 £wg < 16 priveg amo Ty Teeutaia doon + XopnynoTe Tn 560N TTou £xel TAPAAEIPOET TO GUVTOMOTEPO BUVATOV Kall, TN GUVEXEID, TNV EmOUevn doon 14
nuépeg apydrepa*

216 wg < 40 prveg ammd v TeAeuTaia d6on + XopnynoTe Tn 560N Trou £xel TAPAAEIPOET TO GUVTOMGTEPO BUVATOV Kail, TN GUVEXEID, TNV emOUevn ddon 14
nHEPES apydTepa, akohouBolpevn amo pia Tpit doon 14 nuépeg apyodrepa™

2 40 prfveg amo v TeAeutaio 500 + XopnyrioTe 0AOkAnpo T0 oxrua £pddou oTa SiaoTAPaTa CUMPWVE e TN ouvtayoypdenan (Huépeg 0, 14, 28 kai
63)*

* KaToTIV, O GUVEXEIT TWV TIAPATIAVW OUOTACEWY, Ba TTPETTEN va XopnyeiTar Jio 660n GuvTAPNONG 4 urveg uetd Ty Teheutaia d6on kai va emavahapBaveral kae 4 priveg.

Eidikoi mAnBuayol: Negpikrj duaAerroupyia: To nusinersen bev exer peAetnBei o aoBeveig pe vegpikr) duoAermoupyia. H aopaeia kai 1) amoTeAeopATIKOTNTO O€ QOBEVEIS UE VEPPIKT
duohermoupyia bev exouv Tekpnpiwbei kar Ba Tpémer va TapakoAouBolvTal ateva. Himamkn duaAemoupyia: To nusinersen dev exer peAemnBei o aoBeveig pe namikr SuoAermoupyia.
To nusinersen Sev peTaBoAiZerar péow Tou EVGUNIKOU GUTTRATOG Tou KUTOXpWHATOG P450 0TO jTap, GuveTTwg ival amiBavo va amaITeiTal Tpooappoyr TG d6ong o€ 0oBeveic pe
r]mmm 5U0)\EIIOUpVIG (B)\ mapaypdeoug 4.5 kai 5.2). Tgonog xopAynaong: To Splnraza npoopl(ewl yia evoppayiaia xprion peow ooq;uovwnmug napaKavmong H Bepareio Oa
TIpETEl va Xopnyeital ammd emayyeAuaTieg uyeiag pe epTreipiar 0Tn OlevEyEla 0ouUOVWTIaiag Trapakévinong. To Spinraza xopnyeital wg Taxeia (bolus) evdoppayiaic vean yia Xpovikd
digoua 1 éwg 3 Aertwy, pe xprion Behdvag payiaiag avaioBnaiag. H évean ev mpémel va xopnyeital o€ TrepIoxég DEPPATOG GTTOU UTIGPXOUV onugia Aoiuwgng r @AeyuovAg. Mpiv
amd ™ xopriynon Tou Spinraza, ouvioTaTal va aQaipeiTal 0 ykog Tou eykepahovwriaiou uypou (ENY) ou avTioToixei oTov Gyko Tou Spinraza Trou TTpOKeITal va eveBei. Mmopei
va OTTaITETal KaTaoToAr yia T Xopriynan Tou Spinraza, avdAoya e v KAIVIKT katdoTaon Tou aaBevoug. Oa mpémel va efeTadeTal To evOeXOpEVO UTIEPHXOU (Fj GAAWV TEXVIKWV
ameikéviong) wg 0dnydg yia TV evdoppayiaia xopriynon Tou Spinraza, 181aitepa o€ vedTepoug aoBeveig kai oe aoBeveig pe akoiwan. BA. odnyieg xpriong oty mapdypago 6.6.

4.3 AvrevdeiSeig: YmepeuaioBnoia otn dpacTiki ouaia rj o kdTmoio amé Ta ¢kdoxa TTou avapépovTal oTnv TTapdypago 6.1.

4.4 Eidikég mpogidotroiaeig kai mpo@uAdgelg katd tn xpnon: Aiadikacia ooguovwriaiag Trapakévinang: YTapyel Kivouvog avemBUpunTwy EVEPYEIWV TTOU u@avifovtal wg
uépog Tng dladikaaiag oo@uovwTiaiag Tapakévinang (Tr.x. kepahaAyia, oagualyia, uetog, BA. mapdypago 4.8). Evoéxetal va TaparmnpnBouv mbaveg SUOKONEG e auTr TRV 080
Xoprynang o oAU veapoUg aoBeveig kal o€ ekeivoug e akoAiwan. H xprian utrepnxoypa@ruatog i GAAwY OTTEIKOVIOTIKWY TEXVIKWY TTPOG dIEUKGAUVAN TG evdoppayiaiag xoprynong
Tou Spinraza, uTopei va e¢eTaoTel CUNQWVA e TV Kpion Tou yiaTpou. ©popBotrevia kai avwpahies oy TAEN: Avwuahieg otV THEN Kai BpopBottevia, oupTepIAauBavopévng
oteiag ooBapng BpopporTeviag, Exouv TapatenBei PETA Tn XopAynon GAwv uTrodopiwg A evOOPAERiwG xopnyoUuevwy avTivonuaTikwy ohiyovoukAeoTidiwv. Edv evdeikvutal
KAIVIKG, GUVIOTATaI EPYOOTNPIAKAG EAEYXOG TWV aipoTreTaAiwy kai TG NG TpIv amé T xoprynon Tou Spinraza. NepikA To€ikétnta: ‘Exel Taparnpnbei veppikr To§ikdTTa HETG T
xoprynan dMwv uTrodopiwg fi evO0@AERiwg xopnyouuevwy avTivonuatikwy oAlyovoukAeoTidiwy. Edv evdeikvutal kAIVIKG, ouvioTatal e¢ETaon mpwreivng aTa oUpa (KaTd mpoTipnan
XPNOILOTIOIVTAG TO TIPWTO TTPWIVO deiyla oUpwV). L& TIEPITITWON eMUévousag augnuévng Tpwreivng ata oUpa, Ba TPETer va eEeTGCeTal TO evOEXOPEVO TIEPAITEPW agIOAGYNONG.
Y6poképahog: ETmikovwviv udpokEPahog pn oxeTICopevog pe pnviyyimda r aipoppayia éxel avagepBei o€ aoBeveig ou éAaBav Bepameia pe nusinersen peta v KukAogopia oTnv
ayopd. Xe KaToloug aoBeveig eupuTEUBNKE KoINoTTEpITOVAiKr TTapOXETEUDN. Xe aoBeveig Ue elwpévo ETTiTESO ouveidnang, Ba pémel va egeTdeTal To evdexOpEVo agloAdynang yia
udpoképaho. Ta o@eAn Kai ol kivduvol Tng BepaTreiag e nusinersen oe aoBeveig e kollioTrepiTovaikn TTapoyETeuan Bev eival TTPog To TTAPAV yvwaTd Kai ) auvexion TG Bepateiag Ba
Tipémel va e§eTadeTal mpooekTikd. Exdoxa: Ndroro: AuTd To @apuakeuTIkO TTpoidv TrepIExel AiyoTepo amé 1 mmol varpiou (23 mg) avé giaAidio Twv 5 ml, gival auté TTou ovoudloupe
«eheUBepo vaTpioun. KaAo: Autd 1o appakeuTikd poidv Trepiexer kAo, Aiyétepo amod 1 mmol (39 mg) avé giaAidio Twv 5 ml, dnA. eival ouciaoTikG «eAelBepo kahioun.

4.5 ANMnAemidpdoeig pe GAA QappaKeuTIKG TTPOoiovTa kai GAAEG pop@ég aAAnAemridpaong: Aev Exouv Tpaypatotoindei peAéteg ahnAemdpdoewy. MeAéTeg in vitro €deigav
61 70 nusinersen dev amoTeAei TTaywyéa 1 avaaToAéa Tou peTaBoAiopoU péow Tou kutoxpwpatog P450 (CYP450). Mehéreg in vitro Seixvouv 6t n mBavetnTa yia aAMnAemdpdoeig
Je To nusinersen Adyw avraywviopoU yia Tn SEouEUan e TIG TTPWTEVEG TTAAOUATOG, ) VTAYWVIOHOU PE TOUG PETAPOPEIG 1} aVAOTOAAG TwV PETAPOPEWY, €ival XaUNAR.

4.6 FovipotnTa, kGnon kai yaAouyia: Kunan: Aev diariBevral f eival Tepiopiopéva Ta dedopéva amé Tn xprion Tou nusinersen aTig £ykueg yuvaikeg. MeAéreg ae {wa dev katédeicav
Gueon A €upean TogikGTNTA 0TV avamapaywyikl kavoTnTta (BAEme Tapdypago 5.3). Q¢ TPOANTITIKG YETPO, €ival TTPOTIUGTEPO VO GTIOPEUYETAI I} XPAON TOU nusinersen Katd
didipkela ™G eykupoauvng. Onhaouog: Aev eival yvwaTd edv To nusinersen/ol peTaBoAiTeg Tou amekkpivovtal aTo avBpwmivo yaAa. O kivduvog aTa veoyévvnta/Bpégn Oev pTopei
va amokAeioTel. Mpémer va amogaaioTei edv Ba diakoTrei o Bnaopog r Ba diakotei/Ba amogeuxBei n Beparmeia e nusinersen, AapBavovrag umrown 1o 6peAog Tou BnAacuol yia To
Traudi Kai 10 6@eA0g TG Bepaeiag yia T yuvaika. Covipétnta: e peAéteg TogIkdTnTag 0€ {Wa dev TaparmpriBnkav EmMdpAaeIg aTn yovIPOTNTa Twv apOEVIKWY A Twv BnAUKWY (BAETE
mapdypago 5.3). Aev diatiBevial dedopeva OXETIKG PE TIG TIBAVEG EMBPATEIS 0N YOVIHGTNTA OTOV AvBpwTTO.

4.7 Emdpdoeig otV IkavotnTa 0Srynong kai Xeipiopou pnxavnudrwy: To nusinersen ev éxel Kapia 1} €xel aonpavn emidpaan oy IkavomTa 08rynong kar Xeipiopol
pnXavnEaTWY.



4.8 AvemiBopnTeg evépyeieg: MepiAnwn Tou TpoiA ag@deiag: Oi o GUKVEG aVETIBUUNTEG EVEPYEIEG TIOU OXETIOTNKAV PE TN XOpriynon Tou Spinraza fitav kepahaAyia, EUETog Kal
ooguahyio. H aopdheia Tou Spinraza aglohoynBnke 7o TAaioio KAIVIKWY DOKIMWY, cuyKekpipéva pe Baan dUo KAIVIKEG peAéteg Paong 3 o Bpépn (CS3B) kai Taidic (CS4) pe SMA,
o€ pia pehém ddong 2 o€ Bpégpn kai audid pe SMA (CS7), kaBuwg kai o avoiTég peAéTeg TTou oupTrepIAGpBavav TTpo-oupTITwuaTKG Bpépn (CS5) yevetika dlayvwopéva e SMA
Kal Bpépn kai audic ue SMA. tn Mehétn CS11 oupperteixav acBeveig pe SMA évapgng katd m Bpe@ikiy nAikia kar SMA dwipng eévapgng, oupmrepiAdapBavopéviy Twv acbevwy Trou
eixav ohokAnpwoel TiG peAéteg CS3B, CS4 ka1 CS12. Ao Toug 352 aabeveig Trou éAaBav Spinraza éwg kai pia uéyioTn didpkeia Bepareiog 5 €10v, 271 aoBeveig éhaBav Bepareia yia
TouAdyiaTov 1 €10, KardAoyog Twv avemBUunTwy evepyeiwv ae wop@n Tivaka: H agloAdynon g aopaAeiag Tou Spinraza Bacifetal oe dedopéva amd aoBeveig KAIVIKWY SOKIPWY
Kol T TTapakoAouBnan petd Ty kukhopopia aTnv ayopd. O1 avemiBUpNTES EVEPYEIEG TIOU OXETIOTNKAV WE T XopAynan Tou Spinraza ouvoyilovtal atov Mivaka 2. H agioAdynon
TWV avemBUuNTWY evepyelwv Baailetal oTa TapakdTw dedopéva auyvotTag: MoAU ouxveg (2 1/10). Mn yvwaTég (dev pmopouv va ekmiunBolv pe Bdon Ta diaBéoiua dedopéva)

Mivakag 2: AvemBOunTeG evépyeieg ou oxeTiCovTal e 1 Xoprynon Tou Spinraza

Katnyopia/opyaviké ouotnua kard MedDRA AvemiBUpnTn evépyeia Karnyopia ouyvotnrag
NOIPWEEIG KaI TTAPACITWOEIG Mnviyyimida Mn yvworég
Aiarapayég Tou avogoTroinTIKOU GUGTAUOTOG YmepevaioBnaia™ Mn yvworég
AlaTapayEg Tou VEUPIKOU GUOTAATOG Aorﬁ%uﬁ?]{/\:c%mu Tﬂor{\?( foul)l()j(;/:gg
Aiarapayég Tou yaoTpEVTEPIKOU ‘Epetog® oAU ouyvég
Aiarapayég Tou HUOOKEAETIKOU GUOTAPATOG Kail TOU GUVAETIKOU 10TOU Ooguahyia* TMoAU ouyvég

*AvemBUOpNTES evEpyeleg Tou BewpriBnke 6 axeTiCovtal pe T Sladikacia oo@uOVWTIaiag TTapakévTnang. AuTéG ol avemmBiunTeg evEpyeleg pmropolv va BewpnBolv ekdnAwatig Tou
OUVOPOHOU LETG OTTO 0CQUOVWTIAia TTapakévTNaN. AuTéG ol avemBUUNTEG evepyeleg avapépBnkav oTn peAém CS4 (SMA diung évapgng) pe emimmwaon TouhdyioTov 5% uynAdTepn
o¢ aoBeveig ou éAaBav Bepaeia pe Spinraza (n=84) ot axéan pe TV €IKovIkr Bepatreia. **Tm.y. ayyelooidnua, Kvidwon Kai egavenua.

‘Exouv mapatnpn6ei oupBdvra emkovwvolvta udpoképalou HETd Tnv kukAoopia atnv ayopd (BA. Tapdypago 4.4). Mepiypaon emAeypévwy avemBuunTwy evepyeiwv: ‘Exouv
TapamenBei avemBUUNTES EVEPYEIEG TTOU OXETIOTNKAV LE TN XOPAyNaN Tou Spinraza péow ooguovwTiaiog Tapakévinang. H TAeioynia auTwv avapépovTal EVIog 72 wpwv PETd
T dladikaaia. H emimTwon kal n coBapdtTa auTWY TwvV CUPBAPATWY ATAV O CUMQWVIC PE Ta GUPBANATA TIOU QVOPEVOVTAV Va EJQAVIOTOUV [E 00QUOVWTITIa TIapaKEVTNON.
Aev TrapaTnprBnkav coBapég EMTTAOKEG TG 00QUOVWTIAITG TTAPaKEVTNONG, OTTwg coBapég Aolpwéelg aTig KAIVIKEG UeAETEG Tou Spinraza. Mepikég avemBUUNTEG evepyeieg TToU
OUOYETI(ovVTal GUXVA e TNV oo@uovwTiaia Trapakévinan (Tr.x. ke@alahyia kar oo@ualyia) dev uTropoucav va agioAoynBolv atov TANBUGHG BPEPUV TToU eKTEBNKE O€ Spinraza
Aoyw TG TepIopiopévng EmmKoIvwviag auig G nAikiakAg opddag. Avogoyovikdtnta: H avogohoyikij avtamdkpion oTo nusinersen mpoadiopioTnke o€ 346 aabeveig 6mou
apxika deiypara AdopaTtog kal deiypata TAGopatog petd v évapén, aglohoybnkav yia avTiowyaTa Evavtl Tou gapudkou (anti-drug antibodies, ADA). ZuvoNikd, n emmimTwon
Twv ADAs Atav xapnAr, kaBwg 15 (4%) aoBeveig kamyopiotoiBnkav ouvoAikd wg BeTikoi ag ADA, ek Twv omoiwv 4 epgdvioav Tapodikr avixveuon, 5 eppavioav avBekTIKr
TIapouaia kal 6 aoBeveig eiyav avixvelolua avTiowpaTa Tou dev frav duvard va karnyopiomoinBolv wg TapodikG r) avBeKTIKG Tn oTiyur TG amokotg dedopevwy. H emimwon
G avoooyovikémTag otV aopaAeia dev avaAuBnke emionua, kabwg o apiBpdg acbeviv pe ADAs frav pikpdg. QoTooo, efeTdotnkav pepovwpéva dedopéva aopaAeiag
yia TIg TepimTwoelg aoBevidv BeTikwv oe ADA Adyw g Bepareiog kai Sev eviomiomkav agloonueiwteg avemBupnta oupBavra. Avagopd mBavohoyouuevwy avemBuunTwy
gvepyelwv: H avagopd mBavoloyolpevwy avemBUuNTwy EVEPYEILV LETA a6 T Xoprynon Gdeiag KUKAOQOPIag ToU QOpPUAKEUTIKOU TTPOI6VTOG €ival anuaviki. Emmpémel m
ouveyn TapakoAouBnan g oxEong opEAOUG-KIVOUVOU TOU QUPUAKEUTIKOU TTPOIBVTOG. ZnTeital ammd Toug emmayyeAuaTieg uyeiag va avagépouv otoleadrimoTe TBavoAoyoUpEveg
avemBupNTES EvEPYeleg PEOW TOu €BVIKOU GUOTANATOG ava@opAg TTou avaypd@erar ato Mapaprnua V.

4.9 Ymepdooohoyia: Aev avagépBnkav TepITTWOEIG uTrepdoooloyiag oxeTICOEVES Pe avemmBUpNTES EvEPyeleg O KAIVIKEG PENETEG. Ze TrepiTTwan utrepdoaodoyiag, Ba Tpémel va
TIOPEXETAI UTIOOTNPIKTIKY 10TPIKF GPOvTiO oupTTEPIAAUBavopévwy GUMBOUAEUTIKNG e ETayyeApaTia uyeiag kai oTeviig TapakoAoUBnang e KAIVIKAG KatdaTaong Tou aoBevoug.
7. KATOXOZ THZ AAEIAZ KYKAO®OPIAL: Biogen Netherlands B.V., Prins Mauritslaan 13, 1171 LP Badhoevedorp, OMavdia.

8. APIOMOZ(Ol) AAEIAZ KYKAO®OPIAL: EU/1/17/1188/001.

9. HMEPOMHNIA MPQTHZ EFKPIZHZ/ANANEQZHE THZ AAEIAL: Hpepopnvia mpwmg éykpiong: 30 Maiou 2017. Huepounvia teheutaiag avavéwang: 31 lavouapiou 2022.
10. HMEPOMHNIA ANAGEQPHZHE TOY KEIMENOY: 01/2022

NeTrTopEPEiG TANPOQPOPIES YIa TO TIAPOV POPHAKEUTIKS TTPOIdV €ival dlabéaiueg aTov dIkTuaké TéTro Tou Eupwmaikod Opyaviapol ®appdkwy hitp:/www.ema.europa.eu.
TPOMOZ AIAGEZHE: Me Tepiopiapévn 1aTpikr auvtayr: Mévo yia Noookopeiakr xprion

ENAEIKTIKH TIMH (N.T.): SPINRAZA INJ.SOL 12MG/VIAL BTx1 VIAL x 5ML: 63.880,27€

Bon6ijote va yivouv ta pdppaka mo acali Kat
Avagpépete
OAEE Ti¢ avemBupnTeC evépyeleq yia
OMA ta pappaka
TupmAnpwvovtag v «KITPINH KAPTA»

P,
GENESIS Biogen.

pharma

A. Knoioiag 274, 15232 XaAavopl, Abriva
TnA.: 210 8771500, Fax: 210 6891918
e-mail: info@genesispharma.com
www.genesispharma.com



IYNTATOPAGIKEZ TAHPO®OPIEX 1. ONOMAZIA TOY OAPMAKEYTIKOY MPOIONTOX Galafold 123 mg okhnpd kaydxia 2. NOIOTIKH KAI IOZOTIKH ZYNOEZH Kdbe kapdkio mepiéyel
vdpoxhwptki pryahaotdtn wodivapn pe 123 mg pryaraotatng. 3. GAPMAKOTEXNIKH MOPOH XxAnpo kaydkio. ZxkAnpo kapdxkio peyéBou 2 (6,4 x18,0 mm) pie pmhe adagavés kdhuppa kat
Aeukd adlagavéc owpa o omoio Gépet To ToMwpa “A1001” pe padpo pehdvt Kat mepiéxet Aeukr) éwg avoryt kagé kovi. 4. KAINIKEZ TAHPO®OPIEL 4.1 Ozpamevtikég evdeiferg To Galafold
evdeikvutal yla T pakpoypévia Bepaneia evnhikwv kat eprBwv nhikiag 12 etav kat dvw pe empeaiwpévn didyvwon e vooou Fabry (avendpkela a-yahaktooiddong A) pe petdMagn emoekTikn
Bepanciac. 4.2 Aogoloyia Kt Tpomog xopriynong H évapén kat n emifAeyn tne Bepaneiag pe Galafold mpémet va mpaypatonoteitar amd e§eidikevpévoug ylatpolc pe epmelpia ot Sidyvwon
kat Bepaneia Tg vooou Fabry. To Galafold dev mpoopiletat yia xprion o€ ouvduaopd pe Bepaneia ev{upikric umokatdataong (BA. mapdypago 4.4). Aooooyia To cuvioTwpevo ogohoyiké oxrjua
€ivar 123 mg pyaaotdtng (1 kapdxkio) pia gopd avd dvo nuépeg Ty idla wpa kdbe nuépa. lapdAeiyn 66anc To Galafold dev mpémet va AapBdvetar o€ 2 cuvexdpeves nuépes. Edv mapaheipBei
evteha 1) doon pia npépac, o aoeviic a mpémet va mapet T d6on Tou Galafold mou xdBnke pdvov edv auto oupBei eviog 12 wpwv amd v kavoviki wpa Myng Tne doon. Edv éxouv mepdoel
mapandvw amd 12 pec, o aoBeviic Ba mpémet va ouvexioet ™ Mjyn Galafold oy emdpevn mpoypappaTiopévn npépa kat wpa UHQWVA fie To §oooNoyIko oyipa mou mpofAémel Ay doong
KaBe devtepn npépa. Erdikoi minBuapoi HAikiwuévoc minfuaudc Aev amarteitat mpooappoyn g Socohoyiag e Bdon v niia. Negpikri duaAertoupyia To Galafold dev evdeikvutar ya xprion oe
aoBeveic pe vooo Fabry kat ektipdpevo pubpo omelpapatikic SuiBnong (GFR) pikpétepo amd 30 mi/min/1,73 m2. Hraukrj duoAertovpyia Aev amarteitar mposappoyn e §6ong Tou Galafold oe
aoBeveic pe nratiky duohertovpyia. Matdtatpikdc mnBuaudc EpnBor nAikiag = 12 éwg < 18 etdiv pe fdpog > 45 kg 123 mg pyahaotatng (1 kagdkio) pia gopd ava dvo nuépeg v idia wpa kdbe
nuépa. Madid nAikiag <12 erav H acpdheta kat n amoteleopatikdtnta Tou Galafold o maidid nhikiag kétw Twv 12 e16v Sev xouy akopn tekunplwbei. Aev umdpyouv dtabéotpa dedopéva. Tpomog
Yopiynong Amd atépatog xprion. H ékBeon oto Galafold pewwvetar katd mepimou 40% pe v Tautéxpovn Afyn Tpo@ri¢ kat, yia Tov Adyo autd, dev Ba mpémet va katavalwvetat yebpa Touhdxiotov
2 thpeg TPV Kat 2 wpeg ped T Myn Galafold wote va umdpéet Touhdyiotov 4 wpeg vnoteia. Alauyn uypd, oupmeptapfavopévwy Kal avapuKTiKwy, pmopolv va katavahwBolv otn Sidpkela
auth. la T Behtiotonoinon Tou opéhoug Tou aaBevi, To Galafold mpémet va AapBavetat kdbe duo npépec Ty idla wpa. Ta kaydkia mpémet va katanivovtal oAdkAnpa. Ta kaakia dev mpémet va
TepayiCovray, oUte va ouvBAiovtal 1y va pacwvrat. 4.3 Avtevdeieig YmepeuaioBnoia otn dpaotiki ouoia 1y o€ kdmoto a6 Ta ékdoya. 4.4 Eiikég mpo€rdomoujoeig kat mpo@uldger kata
™ XpRon 2touc acBeveic mou ekouv Bepaneia e pyalaotam 1y aviikabiotolv e auto mponyolpevn Bepanteia, ouviotdtat va umoPaMovtal o€ TakTiki (avd 6pnvo) mapakoholBnon g
VEQPIKNG NeIToupyiag, Twv nyoKapSIoypaPIK®Y MAPAPETPWY KAl TwV BOXNHIKGY SEIKTAV ToUG. L& MepImTwan onuavTiki¢ KMVIKAG emdeivawong, mpénel va eSeTaleTal To evieyOpevo MepaITéPW
KkNwiki¢ aglohoynang i takommg e Bepaneiag pe Galafold. To Galafold Sev evdeikvutat yla xprion o€ aoBeveic pe petalagelc pn emdextikéc Bepaneiag. Ztoug umd Bepaneia aoBeveic pe Galafold
dev éxelmapatnpnBei peiwon e mpwreivoupiag. To Galafold Sev eveikvutat yia yopriynon o€ aoBeveic pe coPapn ve@piKi avendpkeld, XapaktnpI{OPEvn amo EKTIUMMEVO PUBO OTIEIPApATIKAG
duBnang (GFR) pkpotepo and 30 mi/min/1,73m? Yndpyel meptopiopévog aptBpdc Sedopévav mou umodetkviouy 6Tt n Xopriynon piag 50ang pyahaotdmn oe ouvduacuo pe éyxuon kabiepwpiévng
Bepaneiag ev{upikrc umokatdotaong avédvel my ékBeon ot ayahaiddon éwg 5 popéc. Ao Ty idla pehétn mpokumtel 6Tt n ayahatdaon dev emdpd otn pappakokvnTkn TG pryahaotdtng. To
Galafold dev mpoopiCetat yia xopriynon o€ ouvduacpo pe Bepaneia ev{upukng umokatdotaon. Madtatpikdc mMnBuopdc Ta kayakia pryahaotdtng 123 mg dev mpoopiCovtar yia maidid (nhiiag
>12 etwv) pe fapoc pikpdtepo and 45 kg. 4.5 ANAnAemdpdoerg pe GAAa PappakevTika mpoiovra Kat AAAe¢ popéc ahAnhemidpaong Me don in vitro dedopéva, n pyadaotdtn
dev eivan emaywyéag Twv CYPTA2, 2B6 1} 3A4. Emmhéov, n pyahaotam dev eivat avaotoléag oute umdotpwpia Twv CYPTA2, 2A6, 2B6, 2(8, 29, 2(19, 2D6, 2E1 1} 3A4/5. H pyalaotdtn dev eivat
undoTpwpa Twv petapopéwv MDRT 1y BCRP, olte avaotohéag Twv avBpamvwv petagopéwv ekporic BCRP, MDR1, 1y BSEP. EmmAéov, n pyahaotdrn dev eivat undotpwpa twv petagopéwv MATET,
MATE2-K, OAT1, 0AT3 1y 0CT2 olte avaoToléag Twv avBpamvwv petagopéwv mpdoAnyne OATP1B1, OATP1B3, OAT1, 0AT3, 0CT1, 0CT2, MATET 1y MATE2-K. 4.6 Tovipétnta, Kinon kat yahouyia
Tuvaikec o¢ avanapaywyikr nhikia/Avtieonyn og dvdpec karyuvaikec. To Galafold Sev suviotdrar o€ yuvaikeg avamapaywyikr nAikiag mou dev xpnotpomotodv aviobMnyn. Kunon Ta Sedopéva
OXETIKA ie T prion Tou Galafold oTic éykueg yuvaikeg eivat meplopiopéva. Ita kouvéNa, avammuglaki To§IKoTTa mapatnpnBnke povo o S00€IC TOSIKEC yia T pnTépa. Aev ouviaTdTat n xpron Tou
Galafold katd T Sidpkeia g kunong. Onhaouoc Aev eival yvwoto edv To Galafold amekkpivetat ato pnTpikd yaha. Exet katadeiyBei, wotdgo, 0Tt N piyalaotam amekkpivetal oTo yaha emipuwy
mou BnAddouv. O &k ToUToU, dev pmopei va amokhelotei o kivouvog ékBeang otn piyalaota yia to Bpépog mou BnhddeL. Tuvenaq, mpémel va anogaotoTei edv Ba Stakomei o Bnhaopoc i edv Ba
Stakonmei 1o Galafold, otaByiCovtag To dpehog Tou BnAacpov yia To madi ie To dpehog T Bepameiag yia T pntépa. lovipdtnta Ta amoteNéopara Tou Galafold otn yovipotnta Sev éyouv pehenBei
o€ avBpamoug. Ze Ol Ti¢ dooeig mou alohoyrfnkav, N Bepaneia apoevikwv emipuwy pe pyahaotdtn ouoyetioTke pe mapodikr Kat mipwe avaotpéPiun otelpétnta. MMpng avaotpogn
emABe 4 efSopddec petd T Stakomm Tou dogodoyikol axApatoc. Mapopota amoteNéopata mapatnpiibnkav oTo MPokAIKG 0Tadto, Katémv Bepanciag pe dMa pvo-odkyapa. H piyahaotdmn
dev empéace ™ yovipdtTa Twv Bnhukav enipuwv. 4.7 Emdpaceic 6Ty tkavotnta 081ynong kat xeipiopou pnxavnpdtwv To Galafold dev éxel kapd i éxet aoqpavn emidpaon oty
IKavoTnTa 081jynong kat xeiplopou pnyavnpdtwy. 4.8 AvemBopntec evépyeteg Mepilnyn tou mpoeil acpdheiac H mo ougvi avemBupnT evépyeta itav N kegahadyia, n omoia mapatnprBnke
ae mepimou 10% Twv acBevav mou éNaBav Galafold. Katdoyoc avemBupntwy evepyelav ag popen mivaka H suyvotnTa epgdvionc opidetat we akohoiBwg: moAv ouyvé (>1/10), ouxvéc (=1/100
Kat <1/10), 61 ouyvéc (=1/1.000 kat <1/100), omdvieg (>1/10.000 kat <1/1.000), mod omdvieg (<1/10.000) kat pn yvwotéc (dev pmopoly va ektipnBouy pie Bdon ta diabéotpa dedopéva). Na
KaBe katnyopia ouxvoTNTAC EPPAVIONG, 0l avemBUPNTEC evépyele¢ mapatiBeviat katd gBivouoa cuyvoTnTa Eupaviong o€ kdbe katnyopia/opyaviko choTnpa.

NMivakag 1: AvemOupnteC evépyeteg pe o Galafold

Katnyopia/opyaviké suotnpa MoAv ouxvéc | Zuxvéc

Yuyatpikée Satapayéc KatdOhyn

Aatapayég Tou VEUPIKOU GUOTHATOG Keahahyi NapaioBnoia, Za\n, YraioOn

Narapayéc Tov wtoc kat tou Aapupivbou yyog

Kapdiakéc Siatapayéc AioBnpa nahpwv

Niatapayé Tov avanveuoTikod oUGTAATO, Tou Bwpaka Kat Tou pecoBuwpakiou Avonvoua, Eniotaén

Awatapayé Tou YaoTpevTEpIKOD Aidppoia, Navtia, Movog otnv kothid, Auakothidtnta, Znpoatopia, Emtaktiki avaykn yla
apddevon, Avomepia

Niarapayé Tou déppatog kat Tou umodoptov 10Tol E¢avnpa, Kvnopog

Natapayé Tou puooKeAETIKOU GUOTARATOC Kal TOU GUVOETIKOD 10TOU Muikoi omacyioi, Muayia, PaiBokpavo, Akyog Twv akpwv

Niatapayéq Twv VEQPWY Kal Twv 0Upopopwv 05wV Npwreivoupia

Tevikéc Slatapayéc kat kataoTdoelg T 0800 xoprynong Koémwan, Alyog

Napakhwikéc e§etdoelg Avénpévn kpeatvoguwapokivdon aipatog, Avgnon papoug

EonBikdc mnBuapdc H a§iohdynon tne acpdletag og 21 grifou (nAikiag 12 éwg <18 etwv kal pe Bapog > 45 kg) BaciCetar oe dedopéva aopahelag 1 étoug amd T Sokiyr avoiKTi¢ Emonpaveng
AT1001-020 katd TV omoia ot aoBeveic éAaBav To idto 60aohoyIKké oxTja pe auTd Twv evnhikwv. Aev mapatnpnBnkav €8IkéC yia T nhikia Slagopéc aTic avemBOpNTEC evépyeleg petagy epnpuwv
kat evilikwv aoBevav. H ouyvotna, o Timog Kat ) BapitnTa Twv avemBiunTwV Evepyelmv aToug e@riBoug avapévetal va givat ida pe Twv evihikwy Bdoel Twv Sedopévwy autav. Avagpopd mba-
vohoyoUpevwy avemBipunTwy evepyelwv H avagopd mbavoloyolpevwy avemBiunTwy evepyelwv PETa T Xoprynon ddetac Kukhopopiag Tou QapHakeuTIKoU mpoidvtog eivat onpavik. Emrpénel
T ouvey1) mapakoholBnon e oxéong opéhouc-Kvalvou Tou PappakeuTikod mpoidvtoc. Znteital amé Toug emayyehpatieg uyeiag va avagépouv omoteadrimote mbavohoyolpeve avemBipnTe
VEpYeLEC P€ow Tou eBVIKoY ouoThpatog avagopdc: EANGSa EBvikdc Opyavioudc Oappakwy, Meooyeiwv 284, GR-15562 Xohapydc, Abriva, TnA: + 30 21 32040380/337, Dag: + 30 21 06549585,
lotétomog: http://www.eof.gr Kbmpog Oappakevtikés Ymmpeoiec, Ymoupyeio Yyeiac, CY-1475 Aeukwaia, Thk: +357 22608607, 0a: + 357 22608669, lototomog: www.moh.gov.cy/phs 4.9
Ynepdooohoyia Xe mepimtwon umepdooohoyiag, ouvioTdtal n mpoouyy o€ UMINPEGieC yevikiG LaTpki¢ mepiBahyng. H ouxvotepes avemBupnteg evépyeleg pe to Galafold fitav kepahalyia
kat (aAn kat avagépbnkav o€ 600¢l¢ dvw Twv 1.250 mg kat 2000 mg, aviotoixwe. 7. KATOXOZ THI AAEIAL KYKAO®OPIAL Amicus Therapeutics Europe Limited, Block 1, Blanchardstown
Corporate Park, Ballycoolin Road, Blanchardstown, Dublin, D15 AKK1, IpAavdia, ThA.: +353 (0) 1 588 0836, ®a: +353 (0) 1588 6851, e-mail: info@amicusrx.co.uk 8. APIOMOZ(01) AAEIAX
KYKAOOOPIAZ EU/1/15/1082/001 9. HMEPOMHNIA NPQTHE ETKPIZHZ/ANANEQZHE THE AAEIAX Hpepopnvia mpwng éykpong: 26 Maiov 2016, Huepopnvia teAeutaiag avavéwong:
11 OeBpovapiov 2021 10. HMEPOMHNIA ANAGEQPHIHE TOY KEIMENOY 05/2022 Aenopepeic minpogopieg yia To mapov appakevTiko mpoiov eivat Stabéopiec oTov SikTuakd Tomo Tou
Evpwmaikou Opyaviopod appdkwy http://www.ema.europa.eu. TPONOZ AIA@EZHE: Meptopiopévn atpikn cuvtayn amd €181kd latpé kat mapakolouBnon katd T Sidpkela TG aywyn.
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To Galafold® evbeikvutal yia th pakpoxpovia Bepaneia BoneroTe va yivouy Ta eapyaka mo acpak Kat
evnAikwyv Kal epnBwv nAiKias 12 eTwWv Kal vw pe Avagépete

. . . . OAEZX Ti¢ avemOUUNTEC EVEPYELEG Yia
smBeBmwpsvrj didyvwon tns véoou Fabry (uv:anupHau, OMA ta éppaKa
a-yadaktoaibdons A) pe petdidagn embertikn Bepaneias. Supminpavovrag Ty “KITPINH KAPTA”

GAL/SPEC-RD/ADV/09-2021

1. MepiAnyn Xapaktnpiotikwy Mpoiévtos Galafold®, 2. Hughes DA, et al. J Med TIMHEvewukn (N.T.):GALAFOLDCAPS 123MG/CAPBTx14(PVC/PCTFE/PVC/AlBlister):12.904,9€
Genet. 2017;54(4):288-296 . ) . )
3. Feldt-Rasmussen U, et al. Molecular Genetics and Metabolism, 2020;131:219-228 Ta ouvtayoypagikés nAnpogopies avatpégte otnv oedida 33

4. Germain DP, et al. N Engl J Med. 2016;375(6):545- 555, 5. Riccio E, et al. European Nepartépw nAnpogopies diatiBeval and tn Méveois Odppa A.E.
Journal of Human Genetics, https://doi.org/10.1038/s41431-020-0677-x12.
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% SPINRAZA

(nusinersen) 12 mg evéotpo Sialupa

TIEPI>>OTEPEX
AYNATOTHTEZ
MESTOISRINRAZAL

SPIN.ADV.NUR/01.2022

~ Owroypagia apxeiov (Oxt Mpaypatikog acOevic)

® Biogen.

BiBAhioypagia: 1. MepiAnyn XapaktnpioTikwy Tou Mpoidviog

Ta ouvtayoypa@ikég TAnpogopieg avarpégre oTig oeAideg 31, 32 Tou eviUTTou

Mepaimépw TAnpogopieg diatiBevtal amé T Genesis Pharma S.A.

ENAEIKTIKH TIMH (N.T.): SPINRAZA INJ.SOL 12MG/VIAL BTx1 VIAL x 5ML: 63.150,33 €

Bondrjote va yivouv Ta pdppaka mo acgali kat
Avagépete
OAEZ i avemBupnTeg evépyeteq yia
0AA Ta pappaxa
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