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INEPIAHYH

Ewayoy: H ddocio kokhogopiog (marketing authorization) evog eapudxov (medical
product) mepilapfavel avtoy®vVIGTIKOOS GTOYOVG Y10l TN SUGPAAIST] TN ACPAAELNG KO TNG
OTOTELECLLATIKOTNTOG, TOPEXOVTOS TaElD Kivion Kavotopmv Bepameidv HEcm Tmv
EPEVVNTIKMOV KOl PLOUIGTIKOV S10O1KAGLOV OGO TO dSVVATOV YP1YOPOTEPO.

Y16y0g: Na peketnBovv ot tpdémot Tpocéyyiong tov EMA kot tov FDA, 660 agopd Tig
Topoadoctakég kat ovyypoveg dadikacies (traditional and modern procedures) mov vadpyovv
uéypt Ko ofjuepa, yuo Ty £ykpion (approval) g ddetag kukhogopiag (marketing
authorization) evog eapudiov (medical product) otn vevporoyia (neurology).

Mé£6odor: Atepevvavtart ot dadikacieg (procedures) mov akoiovbodv ta dVO OPyaVe Kot TOG
avTILETOTILOVVY TIG S1APOPES TPOKANGELG OYETIKG pe TV £ykpion (approval) evoc
vevporoykob eoppdakov(medical product in neurology). Eriong diepevvdrtar av vdpyouvv
OLOOTNTEG 1 OLLPOPES GTOVG EVPMOTATKOVS KOl OUEPTKAVIKOVS KOVOVIGLOVG Kot e€etdlovtal
01 TPOKANGELS TOV AVTILETOTILEL TO KaBEval.

Anoteréopata: Kabe evponaikn ydpa eitvar vrevbovn yio v npodcPacn evog eapraKov
otV €0vikn ayopd petd amd ykpiomn (approval) tov EMA. Avto iocwg va odnyei o
aviIeOTNTEG OGOV 0POPE TNV TPOGPAoT), AOY® SLUPOPETIKMOV OTOYEWDV GYETIKA LE TN
Bepanevtikn a&io mov a&loroyeitar amd popeic g A&oAdynong Teyvoroyiag Yyeiog (HTA).
Ytov FDA vrdpyovv morlég 0doi ykpiong (approval) kot oto approKoe ypnoiorolodvTol
dvoovarloyo eVOALOKTIKOL punyavicpol £ykpiong.

Yopmépacpa: AvoykototnTo TS 0cQAAELNS TOV aoBeVAV Kot TG EyKapng TpOcPacng o€
npwtomoplokes Oepaneies. Etvar vyiotg onpaciog n dwatrpnon evog e€arpetikd a&ldmotov
OLGTNUOTOG AVATTVENG PapudKkmVv ot vevporoyia (medical products in neurology), dote va.
TOPEXOVTOL TO ACPUAESTEPO KOl TTLO TTPOGITA PAPLOKA GTOVS OCOEVELS.
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EIZATQI'H

O Evponaikog Opyaviopog @apuakav (EMA) kot o Opyaviopodg Tpoeipmv kot
Dappikov tov Hvopévov Molteidv (FDA) popdalovtat Topopotong 6toxovs, 0nmg n
«TPOOYMYTN KO TPOGTAGIH TNG ONUOGLAG VYELNG, | 0ELOAGYNOT TNG AGPAAELNG KO
OTTOTELECUATIKOTNTOG TOV BEPUTEVTIKOV TPOIOVTWOV, 1| GuVEPYACia e eEMTEPIKOVG
EUTEPOYVALOVES, N LEIWGT TOL PLOUGTIKOD EOPTOV PEGM d1EBVOVG EVAPUOVIONG, 1| TOPOYN
PLOUGTIKMV KO VYELOVOLIKMDY TANPOPOPIOV , KOl EVIGYLON TNG AVATTUENC TPOIOVTIOV.»' |
Qo61660, 0VTO1 01 OPYAVIGHOL SLUPEPOVY OC TTPOG TN SOUN| Kot TNV aE0AOYNOT 0PEAOVE-
Kvovvov.

O FDA &ivau évog keviptkdg opyaviolog mov givar vevbuvog yia tnv emifieym
™G O1d1KaGT0G avATTLENG PapUaKmV og pio povo yopa. H aloldoynon ko
dwdkacio avantuéng eapudkmv tapakoiovfodvtat and 10 1010 TO TPOCHOTIKO TOV
OpPYOVIGLOV.

O EMA egivat évag popéag avabempnong mov dwyelpiletar tn dadikacio oe TOAAY
evponaikd €6vn. Ltov EMA, n a&lohdynon devepyeitor amod tig eBvikég vanpecieg tov
KpaT®dV peEAdVZ. O 0pYOVIGIOC GUYKEVIPAOVEL TOVG EMGTHHOVIKOUS TOPOVG TEPIGGOTEPMV OO
oapavTo EBVIKOV approdimV apy®dV ce TpLavia Ydpeg g Evponaiky Evoon kot tov
Evpomnaikod Owovoptkov Xopov- Evpondikng Zavng ErebBepov Zvvoriayodv o éva
diktvo pe mepriocdtepovg and 4.500 svponaiovg epnepoyvodpovess. Moc o EMA
YVOROO0TAOEL, 1 £YKplom yopnyeital 1 amoppinteton and v Evponaixn ‘Evoon.
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KE®AAAIO 1
1.1 Adgwa kukrho@opiag otnv Evponn

H Evponaikn 'Evoon givotl évag KOUPog TOATIKNG KOl OUKOVOUIKTG VAN KPATOV LEADY
Kot €xet yivel peydn tpoonadeia and v Emitponn g EE, 10 kowvofodAlo g, tov EMA
Kot TIG €0VIKES apyES Yo TNV EVNUEP®OGT TOL pLOGTIKOD TTEPIPailovtog TS Evpmmaikng
"Evoong yuo ta oplokeLTIKE TpoiovTo Kot T YopNyNnomn adEtdv KuKAOQopiag EVTOS TG
Evpwldvng. Evag and toug Pacikodg atdyovg Tov Evponaikod Kavoviopov sivor n
o @AALoT TG ONpdGLoS VYeiag, TPowOOVTIS Kol evOuppOVOVTAG TNV AVATTUEN TG
eoappokevTikng Prounyaviog g Evponaikng Evoonc. [pwv and v kukAogopio evog
QOPUAKELTIKOD TTPOTGVTOG 6TV eVpoTAiky Evwon npénet va Anebei ddsia kukhopopiag. O
Kdtoyog ddelag KukAopopiag dniadn n etarpio mov Tpowbel To apuaxo givat veHBLVOG Yo
™ 01640e0m TOL PaPUAKELTIKOV TPOTOVTOC 6TV ayopd. To 1995 éywve éva onuavtkd Prpa
OYETIKA UE TNV a&0A0YNoN TOV QapUAK®OV, Le TV idpvon Tov Evpomaikod Opyavicpo
A&oroynong Qopudkwv (EMA) kot v Béomion pog kevipikng dadkociog, Tov 0dnynce
ot pa eviaio a&loddynon kot £ykpion véov opudakev othv Evporoix Evoon?. I'a va
e16€A0EL £vaL APLOKEVTIKO TPOTOV GTIV ELPOTATKN ayopd, 1 dtadikacio Tov akoAoveiTat
dev gtvan mavta 1010 Ydpyovv 1€60p1c S10popeTIKOL TOTOL AdEL0G KLKAOQOPIag KoL Etvat ot

egng:

1. Kevrpwkn dwodwkacia, Centralized Procedure (CP).
Ta neprocdTEpO VEQ ApLLaKa akolovBovy avtiv v 006. H etapio vrofdaiiet pio pdévo
aimon otov EMA. H Emitpony) tov EMA ywo pdppaka mov oyetiCoviot pe tov avlpwmo
(Committee for Human Medicinal Products, CHMP) givat 0 eop6g mov cuvietd oty
Evponaikn Enttponn edv éva @dppoko mpénet va eykptBet kot amoteAeitatl and Eva LEAOG
7oL dropileton and kdbe kKpdtog pELog kat ydpeg Tov European Economic Area (EEA) kau
TEVTE £101K00G EMOTAUOVES®. X TEPIMTOON OV £val AppaKo £yKpdel pe avtdv Tov TpOTO,
YopMYEiTaL AdE10 KUKAOPOPTING TOL POPUAKOL TOV 1YLEL V1o OAEG TIG YOpeS TG EE kot tov
EEA. Avt n dwadikacio emotnpovikng alordynong dwapkel £mg ko 210 evepyég nuépeg
Kot avotaTo Oplo, aAld vt 1 pétpnomn uropel va tebel og movon (wov ovopdleton «otdon
POAOYLODY),

2. Awdkacia aporfaios avayvadpiong, Mutual RecognitionProcedure (MRP),

3. Aokevrtpopévn dwdwkacia, Decentralized Procedure (DCP).
21 owdkacio apoaiog avoy®pions Kot 6TV AmoKEVIPOUEVT dladtkacia, (nTovvtal
Gde1EG KLKAOQOPIOG G€ TOAAN KPATY LEAT TOLTOYPOVA, LE pio xdpa va. avaiapBaver tnv
nyeoia og kpatog pérog avapopdg (Reference Member State, RMS). Edv eivar enttvyéc, to
eapuaKo gykpivetal yia KukAo@opia 6to kpdtog pérog avapopds (RMS) kot otig GAAeg
eumiexopeveg yopes (Concerned Member States, CMS). Avtég ot dadikacieg Pacilovton
otV apyN TG avayvdpiong g oEoAdynons Tov KpAatovg nélovg avagopds (RMS) amd tig
gumhexopeves yopeg (CMS). Ta mepiocdtepa YevOon o GAPLLOKO EYKPIVOVTOL LECH
OTTOKEVIPOUEVNG OLOOIKOGTOG.
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https://toolbox.eupati.eu/glossary/member-state/

4. EOvin dwdwkacia, National Procedure (NP).
Ot ave&aptnreg eBvikég dradikacieg meplopiloviot avotpd o€ PAPIOKO TOV TPOKELTAL VOL
gykpiBovv Kot va, dtateBodv oy ayopd povo og éva kpdtog pérog . H ouykekpuévn
dwdkacio onpepa akolovbeitan omdvia Yo Kotvohpylo TpoidvTa.

EU marketing authorisation procedures

Mutual
Recogntion
Procedure

Decentralised National
Procedure Procedure

Centralised

Procedure

r———————————--g

-
.

-------------- .o

AllEU One or more One or more Only one EU
Member EU Member EU Member Member
States States States State

R EUPATI
European Patients’ Academy

on Therapeutic Innovation
www.eupati.eu

Ewova 1: European Marketing authorization procedures

1.2 Ad&ra Kukrho@opiog oty Apepikn

O FDA ftav andppota evog tunpatog tov I'pageiov Aumhopdtov Evpeoiteyviag tov
HITA ota péoa tov 1900 audva, apyikd pe okomd vo S1ac@oAcel OTL TO. QAPLLOKO GTH oyopd
Nrav arotehecpatikd. O opooToVOlaKOS VOLOG Yo ToL TPOPIUOL, TO PAPLOKO KOl TO
KoAAVVTIKAE Tov 1938 £6moe GTOV 0pYOVIGHO ETUEPOVS EEO0VTIES e GTOYO VO SLUGPOAAIGEL OTL
To PAPULOKO NTOV ATOTEAECUATIKG [E VOl TOAD KaAO Tpogik acpareiog. To 1976 péow
vopoBeciag, mov tpomomodnke apydTEP 6TOV VOO TTEPT AUOPDV KOt EKGLYYPOVICUOD
10 TpKOV cvokev®v tov 2002, to FDA givar vrevbuvo va pubuilet watpoteyvoroyucd
npoiovta ©. Ot e&ovoiec kar o1 Srudikaciec Tov FDA &yovv mopapeivel oe peydio Padud
mapopotec omd ™ dekoetio Tov 1970 kan ivan ykvpeg ko yia tig 50 molteieg. Avto o€
ONUOLVEL OTL OEV £YOVV EPAPLOCTEL KAVOVIOTIKEG TPOTOTOCELS DGTE VO, OIEVKOADVETOL 1)
dtédevon evog PAPLAKOV GTNV 0yopd.
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[ToAAéC amd Tig dradikacies Yo TV Eykpion eoapudkmv otnv Evponaikn ‘Evemon sivat
mapopoteg pe avtéc tov FDA. 'Evag epeuvntic evOg TPOTEIVOUEVOD POPLOKEVTIKOV
TPOIOVTOG TOL TPOTEIVETAL, TPETEL VO AAPEL TPMTO £YKPLON Y10l YP1|OT| TOV POPUAKOV CE
KMvikég dokipég. Oheg ot evpomaikég KAvikeS dokipég pubuiCoviav Bdoet g Odnyiog yio
115 KAMvikég Aokipég e Evpomnaixng Emrponrg (2001/20/EC), n omoia apydtepa
KkatopynOnke kot avikotactadnke 1o 2014 and tov Kavoviopo apif. 536/2014 tov
Evponaikod KowoBoviiov’. Metd and khvikéc dokipéc, ot eykpiceig popudxov FDA
aKoAovBovv pia kevipikn owdpoun. To edpuoako otn cvuvéyeln eEediooeton HEC®
Aoy IK®OV PeEAET®V avdioywv e avtég otig Hvopéveg TloMreieg:

1. Aoxyéc edong I mov mpaypatonomOnkay 6e pikpo aptfpo vyudv aToU®V Yo
OTOCAPNVICT] TNG POPUAKOAOYIOG KOl TOV €0POVG dOOT|G,

2. dokipég aonc Il mov Eywvav oe ekatovtadeg acbeveig pe otdyo va depevvnbel 1
d00M- oYéon avTamTOKPIoNG Kot

3. emPePoarmticég doxyég Daong 1 og yddeg acbeveic yro va texunpumbeli n
AGQAAELD KOL 1] ATOTEAEGLOTIKOTNTAL.

Onwg kot otig Hvopéveg IToAteiec, n European Commission (EC) mapéyet péoa yo tmyv
EYKPION «OPPOVAOV QOPLAK®OV» 1 EKEIVOV TOL BEPUmTEVOVV KATAGTACELS TOV EMNPEALOVV
AMya dTopo e amOTELEGILA Ol TUYOLOTOMNUEVEG EAEYYOUEVES SOKIUES Umopel va lval adOvaTo
va ohokAnpwBodve. Yrdpyovv eniong pébodot yio t Afym £ykpiong vd Opovg Yo, QAPLOKO,
Yl (PNOT OE KATUGTACELS EKTOKTNG 0VAYKNG 1 AALES VIO OPOVS EYKPIELS.
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United States

European Union

APPLICATION

Application to the FDA for permission
to conduct clinical studies and transport

APPLICATION

Application within one or more states
of the European Union for approval to

Phase Il trials: several hundred patients
with the target condition, to determine

drugs across states conduct clinical studies; each state
designates its own regulatory body
that will carry out approvals
Phase 0 and 1 trials: small number Phase O and 1 trials: small number
of healthy subjects, clarify pharmacology of healthy subjects, clarify pharmacology
and dose range and dose range

dose/response relationship response P
Phase Il trials: several hundred to Phase lll trials: several hundred to
several thousand patients to show several thousand patients to show
safety and efficacy safety and efficacy

' {

EMERGENCY USE AND ORPHAN DRUGS

“Orphan drug” applications: special approval
processes for drugs showing promise in
treating illnesses that affect fewer than
200,000 patients in the United States

EIND (Emergency drug application) process:
for life-threatening situations: shorter
process to IND approval; full IND approval
application process must be initiated, but

EMERGENCY USE AND ORPHAN DRUGS

“Orphan drug” applications: special
consideration for drugs to treat conditions
experienced by = 1/50,000 patients annually

Emergency drug use provided for in life-
threatening situations: drug must be already
engaged in clinical trials

|

treatment can proceed after EIND approval

Treatment IND process: drug must be

in clinical trials and show promise for
treatment for life-threatening or serious
condition

New Drug Application to the FDA |

4 Pathways to Drug Approval

1. Centralized process through the EMA
for designated drugs

2. Application to the designated national
body within a single EU state

3. Mutual recognition: after approval in a
single state, application for mutual
recognition in all states via the EMA

4. Decentralized process: simultaneous
application in multiple EU states

Ewova 2: Marketing Authorisation Procedure in United States and European Union
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KE®AAAIO 2
2.1 Ad€ro KukAoQopiag 6To PappraKa TG vevporoyiog otnv Evponaiky 'Evoon

H vevporoyio avimmpoconevel Evav amd Tovg BepamevTikovg TOUEIS e TOV HeYOADTEPO
aplOpd avamTuEIaK®VY EPYOV, OVTAVIKAMVTOS {0MG TNV EMGTNUOVIKNY TPOOSO GTNV
Kazavonon g Baong avtdv tev acdeveldv xpioipoy yio mhovy véa mapéupaocn’®. O
VELPOAOYIKES TAONGELS 1IGTOPIKA NTOV OO TIC TO OVGKOAES Y10 TNV AVATTLEN
OTTOTELECLATIKAOV KO ACPOADY VE®V OepameEl®dV, AOY® TNG TOAVTAOKOTNTAS GT1
euotomafoloyia Kot TV KAWVIKT Tapovciasct), eved e£akolovBovy va Aesimovy Bepoamentikég
Oepameiec Y10 onuovtikéc acBéveleg, Onmg vevpoekpuAoTikéc achévelectl. v
TPOYUATIKOTNTO, 0VTO €ivor Eval Ao TO TTLO AmaTNTIKA BepamenTikd tedio OGOV apopd TV
mOovoTnTa YKPIONC QAPUAK®VY, HE TOV HEYOADTEPO YPOVO Yia emaveEéTaon Kat cuoTacn L,

‘Eva véo 1 éva mald @dppoko to omoio BELeL Eykpion Yo véeg evdeitets, yperaletar Tnv
ade1a kukhogopiag amd pa pOGTIKY apyn Yo va uropei va Statedei otnv ayopdt?. Emiong
ot d1adKacieg TYHoAOYNoNG Kot amolnpinong TPEnel va eKTeEA0VVTOL 0o TIG aprOdLES apyES
Y10, TV £E0peST cuUP®Ving peTald eTaPOVY Kot TANPOTOV Yo £i6050 otV ayopdt,

2Oupova pe Tov kavoviopo 726/2004, tpokeipnévou va o1ateBovv otny ayopd, 1 HEYEAN
TAELOVOTNTA TOV VE®V, KALVOTOL®MV QUPLAK®OV TEPVOLV O Lo, KEVIPIKN dtodikacia, 1)
omoia glval VTOYPEMTIKN Y10 TOL PAPLLOKOL TTOV TEPLEYOLV HLaL VEQ OPACTIKT OLGIN Y10 T
Oepaneio TOA®OV a60eveldV, GUUTEPIAAUPOVOUEVOV TWV VEVPOEKPVAGTIKDOV KOl CTAVIOV
acOeveldV, Y10 QUPUAKEVTIKA TPoidvTa Tponyuévng Bepaneiog (ATMPs) kot pdppoka Tov
npoépyovtar amd dradikacicg Proteyvoloyiag 4.

2Oupova pe ovtn ™ dadtkacia, 1 etoupio VTOPAAAEL Evay eviaio EAKELO AOELOC
KukAogopioc otov Evponaikd Opyavioud @appdkwv (EMA) kot o€ mepintmon mov 10
TPOPIA 0QELOVG-KIVOHVOL TOL PapLdKoL glval BeTikd Ba yopnynbel ddeia Kukrlopopiag yo
oMo tov Evpomaikd Owovopikd Xmpo, avirloya pe Ty moldTnTo TV KAVIK®OV Kot U
OEJOUEVOV Y10 TNV ACPAAELD KOL TNV OTOTEAECUATIKOTNTO, TOL VIOPANONKOY Ao TOV
OITOVVTO. XTOYOG TNG KEVIPIKNG O10d1Kaciag eival va Kotaotel duvatn 1 Tayeio £ykpion
QOPULAK®V.

2.2 Kevtpui] dwdikacio doswog kukiogopiog (CP)

H Kevtpuikn Awndwcasio t€0nie o€ 10y0 oty Evponaikn Evoon 1o 1995 kot n tpnon g
elval vToYPE®TIKY 6€ MePimToN MoV (nreitol £yKplon Yo OPIGUEVO PAPLLOKEVLTIKE TPOIOVTOL.

H «xevrpum dadikacion yio v £ykpion eappdkov opiletal otov kavoviouo (EK) apif.
726/2004. H kevtpikn dadtkacio eivol VToype®Tikng:

1. yw mpoidvta mov mpoépyovtal amod T Proteyvoroyia,
2. v opeava edppako (otnv mepintmon avtn o Tapéyetol amaiioyn omd TéAN),
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3.y eappoko avOp®OTIVING XPNOoNG OOV 1| OPACTIKT TOVS OLGIN EIVaL EYKEKPIUEVT
otv Kowodtta petd tig 20 Maiov 2004 (muepounvia évapén 1oyvog Tov
kavoviopov (EK) apif. 726/2004) ko tpoopilovton yia ) Oeponeio tov AIDS, tov
KAPKIVOL, TOV VEVPOEKPVAMGTIKMV dtatapoydv 1) Tov o e,

Otav pia etoupia amopacicet vo vroPdiet aitnon otov EMA yuo v €ykpion tov
QOPLOKEVTIKOV TPOIOVTOG, 0 otV Oa mpémel va evnuepwacel tov EMA yia v mpdbeon tov
va vtoPaAeL aitnon, TOLVAAYIGTOV EXTE UVES TPtV amd TV vrofoAn g aitnong. Etot, n
etapio Oo Exer v evkarpio va €pbet og emapn pe Vv opddo tpoidviov tov EMA og pia
oLVAVTNON TPV OO TNV VIOPOAT], AGTE VAL TOV 00HOVV 01 H1AOIKAGTIKEG, KOVOVICTIKES KOl
VOLKEG GUUPBOVALC.

To aitnpa Tov aitoHvtog yro emAe&poTTa,y 1o aoddoynon péow e Kevipkng
Awdikaciog, pall pe po a1ttoddynomn Kot GAAa Eyypopa vTofaiioviol o€ OAN T LEAN TNG
CHMP [Emutponn) @appdkov yio AvBpomivn Xprion]. Metd and culnitmon otnv CHMP, o
EMA evnuepdvet tov aitobvta edv To Tpoiov eivor KatdAAnAo yio aloAdynon HEcw g
Kevtpumg Awadwcosios.

Metaéd tov pedomv g CHMP, évag Etonyntig ko £vag Zuvelonyntig 0a opiotovv yio
OKOTOVG EMGTNHOVIKNG a&loAdYyNoNg kat yio v tpostolpacio ' ExBeong A&toAdynong yio
v CHMP oyetikd pe v aitnon. Avt 1 ékBeon a&loddynong Ba vroPAndel otnv CHMP
ka1 otov EMA v HMEPA 80, 6mov Oa mpaypatonomOet a&roldynomn amd opotipovg amod to
péAn g CHMP yia v gykupdtnta TOV EMGTILOVIKOV/KAVOVIGTIKOV GUUTEPAGUATOV.

"Evoc xatdAoyoc epotioewmv mov t€0nkov and v CHMP pali pe ta copmepdopota Kot
TNV OVOGKOTNGT| TV ETICTNUOVIK®OV 0ed0pévav Ba otarel atov attovvta tnv HMEPA 120.
e avtd 10 onpeio o EMA otapatd to poidt yia va 500el xpovog GTov attovvto va
OTTOVTIOEL OTO OEOOUEVOL LE TIC KOTAAANAES amavTNGES. META TV Topalopn Tov
anavtnoewv and tov artovvta, 1 CHMP gykpivet Eva ypovodidypappo yio tnv a&loAdynon
TV arovimoewv. O EMA dtuceaiilel 61t 6idetan n yvoun e CHMP og 90 emumiéov
nuépes. Metd m ety yvoun g CHMP, o artov tapéyet otov EMA 11g telkég
LETOPPAGELS TOV OTAPOITNTOV EYYPAQ®V G€ OAES TIG YADooeG NG EE kot 10 poAdt cuveyilet
amd ovTO TO OTMUEio.

‘Eva o010 amopaong 0o TpoeToaotel VIO 0EKOTEVTE UEPDOV OO TV ETITPOTN
OYETIKA PE TNV aiTNoN Kol 6T GLVEYXELR 6TO Pappako Bo exympnOel £vog KotvoTiKOG aplOpog
KaTay®pong o omoiog Ba tomobetn el 61N GuoKeLAGia TOL TPOTOVTOG EGV YopNYNOEl N doELaL.

Téhog, evtog 30 nuepdv o EMA dwpifalet ™ yvoun e CHMP kot dAla amoitodpevo
gyypaga otnv Evponaikn Exttponn kot ota péAn g poévipng emtponng kat ot Noppnyia
kot v Iohavdio 1. O atdv pumopel vo oxorovdfcel dAdeg Sraducaciec, ommg n Aladikocia
ApoBaiog Avayvopiong (MRP) 1 n Anokevtipopévn Awdikacio (DCP), edv 1o tpoidv dev
EUTIMTEL 6TO VIOYPEMTIKO Tedio epappoync e Kevrpiknc Awndikaciog (CP) Y.

[Topd v emtvy EVOTOINGT TOV ELPOTOIKOV OAUSTKAGIDOV Y10 TNV £YKPLOT QUPUAK®YV,
Ké0e ydpa etvor vrevBvVN Yo TNV TPOGPacT GTNV EBVIKN 0yopd Kot TIC GLUPOVIES
TIHOAGYNONG Kot amolnpimons, COUE®VA LE TIG EBVIKEG avayKes Kol TOPOLS VYELNG. AVTO
UTOpElL Vo 00N YNOEL 6€ avIcOTNTES TPOGRUONG LETAED TV EVPOTATKOV YOPDOV, AOY®
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SPOPDOV oYL LOVO G TPOS TNV TPoBupics IANPOUNG AALY KOl 1O TPOS TNV OVOYVAPLoT) TG
18

OepamevTikng a&log TV opUAKmV-©,

Eilvar yeyovog 011 Ta tedevtaia ypdvia, To oLTHaTo Yo AdE10 KUKAOPOpiag opuikmv
VTOPAAAOVTOL GE TTPONYOVUEVE GTAL OVATTUENC, ELOIKA Y10, UTPIKES OVAYKES GTAVIOV
aceveldV, TPOTOL VILAPEOVY OPIOTIKA HESOUEVE, 0ONYDVTOG £TGL SUVNTIKA GE LEWMUEVN
TOLOTNTO TOV ATOOEIKTIKMV GTOlYEIV Kol o€ afePardtnTa OGOV apopd T BepamevTIKT
ool .

H peydin mpodxinon yo tovg vrevBuvoug ydpaéng moltikng ivar n Stac@diion g
dikamg mpdoPaong ota phppaka Kot 1 ElcoppdTNoN TG £yKoupng tpodcPacns tov aclevav
HE TN PLOcHOTNTA TOL GLCTHLATOG VYEIOS, GTNV EMOYN TOV PUPUAK®OV oKpPBeiog Kol TV
nponyuévev Ogpomeidv vYNAoD k66Tovc?’.H emiloy] Tov Qapudkov Tov Oo emeTPapOoHY
yivetal cuviBwg amd eBvikovg popeic aglohdynong texvoroyiag vyeiog (HTA), pe Baon
oY£01 KOGTOVG-OMOTEAECLOTIKOTNTOC, TNV TpooTifépevn a&ia Kot tn Bepamevtikn avaykn
610 TAaic10 TOV TOMIKOY TPOTHTOL TEPiBaync?.

To 2020, 0o EMA g&édmaoe 78 Betikég yvo o0t oels Yo vées dpaoTikég ovoieg (NAS),
CUUTEPTAAUPOVOUEVOV OKT® QOPUAK®Y TOV GLUVIGTMOVTOL Y10, EYKPLoT) GTOV BEPATELTIKO
topéa g vevporoyiag (10%).

Axoun Kot yio Tpotdvo Tov eyKpivovial KEVIPIKA, KAOe vpwmOikn ydpa eivat vrevdovn
v Vv TpodcPacn oty €Bvikn| ayopd petd amd Eykpion tov Evponaikov Opyavicpot
Gappakov (EMA). Avtd 1o fripo propet va 0dnNynoet 6€ avicOTNTEG OGOV 0POPE TNV
TpOcPact, AOY® SLUPOPETIKMV ATOYEWV GYETIKA LE TN Oepamevtikn a&io mov alloAoyesitan
and eopeig g A&ordynong Teyxvoroyiag Yyeiag (HTA).
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DAY

ACTIOMN

Start of the procedure

850

Receipt of the Assessment Report(s) or critique from
Rapporteur and Co- Rapporteur(s) and EM.A sends this
report to applicant as preliminary conclusions

100

Rapporteur, Co-Rapporteur, other CHMP members and
EMEA receive comments from Members of the CHMNP
{(incl. peer reviewers)

115

Receipt of draft list of questions from Rapporteur and
Co-Rapporteur, as discussed with the peer reviewers. by
CHMP members and EMLA

120

CHMP adopts the list of guestions as well as the overall
conclusions and review of the scientific data to be sent
to the applicant by the ENMA

CLOCK STOP (for GMP/GLP/GCP inspection)

121

Submission of the responses, including revised
summary of product characteristics labelling and
package leaflet texts in English, and restart of the clock.

150

EMLA sends joint Assessment Report to the applicant
making it clear that it only their preliminary conclusions
and that it is for information only

170

Deadline for comments from CHMP Members to be
sent to Rapporteur and
Co-Rapporteur, EMEA and other CHMP Members

180

CHMP discussion and decision on the need for adoption
of a list of “Outstanding issues”™ and/or an oral
explanation by the applicant. If an oral explanation is
needed, the clock is stopped to allow the applicant to
preparc the oral explanation

181

Restart the clock and oral explanation (if needed)

181 to
210

210 Final draft of English summary of product
characteristics, labelling and package leaflet sent by
applicant to the Rapporteur and Co-Rapporteur, ENA
and other CHMP members.

Applicant provides the EMEA with summary of product
characteristics, Annex II, labelling and package leaflet
and Annex A in the 20 languages

232

Aopplicant provides EMEA with final translations of
summary of product characteristics, Annex IT, labelling
and package leaflet in the 20 languages, taking account
comments received from Member States by Day 229,

By
237

Transmission of Opinion and Annexes in all EUJ
languages to applicant, Commission, and Members of
the Standing Committee, and Norway and Iceland.

By
246

Applicant provides EMEA with one final full colour
"worst-case' mock-up of outer and inner packaging for
cach pharmaceutical form.

Ewova 3: Procedures and applications for marketing authorization of medical products in

Europe

2.3 Anoppwyn doc10s KukLopopiog

H yopnynon &detag kukAopopiag pmopet vo amoppipbet, oe TEPIMTOGEIS OTTOL:

1. H oyéon opéhovg-kivdvvou dev Bempeitarl evvoikn, N

2. H amoteAeoHOTIKOTITO TOV QAPUAKOV OV TEKUNPUDVETOL ETOPKMG OO TOV OUTOVVTO,

4

n

3. H molotin kon mocotikn chvOeon dev eivar OTwg ONAmVETaL.

2.4 Toy¥g Gog1ac KukAo@opiag Kol TapaKorovdnon

H ddeta kukhoopiog avavedvetar LETA amd TEVTE £T1] 0OV TPAOTO EMOVASIOAOYNOEL 1
oxéomn 0PELOVC-KIVOUVOUL amd TV Appodia Apyn tov kpdtovg péEAoLS mov e£EdmaE TV
adea. MOAG avavemBel, n adela kukhopopiog 1oydEL Yo amepldplotn mEPindo, EKTOG GV M
Appodio Apyn amo@acicel, Yoo AOYoug mov GyeTILoVTaL LE T QOPLLOKOETOYPOTVIGT, VO

TPOYWPNGEL OE ol EMTAEOV TEVTAETY] OVOVEWDGT).
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O\ot ot k@toyol ddetog kukAoeopiog (Marketing Authorization Holders, MAHS)
VIOYPEOVVTOL VO TTOPEYOLY OEOUEVA AGPAAELOG KO VO, KOAOVOOVV AALEC OAITNOELS LETA
™V KuKAo@opio. MOAG dtotefovv 6Ty ayopd, Ta QAPUAKA TPETEL VO GLVEXIGOLV V.
TOPOKOAOLOOVVTOL HEGM TNG POPUAKOETOYPVTVIIONG, Y10 VoL dlac@aliotel 6Tt e€etdletan kot
a&loAoyeital 0moldNToTE TTLYN TOL Do LTOPOVGE VAL ETNPEAGEL TO TPOPIA AGPAAELNG EVOC
POPULAKOL Ko OTL AopPavovTon To amapaitnTe PETpa2,

Koatd mv xukhogopio Tov oty ayopd, evdéyetal va givar owabéotpa véa dedopéva 1
TANPOPOPIES GYETIKA LLE TNV OTOTEAEGUOTIKOTNTO, TNV AGPAAELD 1] TV TAPUYDYY| TOV
QOPUAKOV. XE QLTNV TNV TEPIMTOON, Elvar evBOVN TG KAOe eTaupiog va oteilel po aitnon
«IOpOAAAYNG» £YKVPNG AdEI0G KVKAOPOPIag 6TV apuodia apyf 1| oTIS aprodies apyés o€
OAOL TOL KPATT WEAT TTOL £YOVV EYKPIVEL TO PAPULOKELTIKO TPOIOV.

2.5 Xvppetoy) TOV 0.60evev 6TV G010 KVKLOPOPTag

H ocvppetoyn tov acbevov oty adsto kKokAopopiag eivar meploptopévr. Opiopéve
APUOOIES aPYEC, ®OTOCO, GKEPTOVTIOL TAG VA EUTAEEOVY TOAVDG aoBEVEIC GE dL0dOIKOGIES
aderog KukAopopiog Onwg yia mopddetypa, pEcm dtaufodievong pe acheveic N kot HEcw
eknpoodnnong otV Emtponn yio ta AvOpomiva @dppoko 6to mAaicto g Pubuoetikng
Ymnpeoiog @apudkwv ko Ipoioviwv Yyeiog ( Medicines and Healthcare products
Regulatory Agency, MHRA) cto Hvouévo Baciieto .

Ot acBeveig cvppetéyovv 101 o€ cvintoelg 0EELOVG-Kvovuvov otov EMA w¢ péin g
Emutponrg ®appakoemoypvmvnong (Pharmacovigilance Committee, PRAC), péom g
CULLETOYNG TOVG GE JLOSIKAGIEG EMOGTNUOVIKNG TTAPOYNS GVUPBOVAGY TPMTOKOALOL Kol GE
ocvvavtnoelg Emompovicng Zvppovievtikng Opadag (SAG). Yrapyet emiong o TAOTIKN
mpwToPfoviia mov mepthapfdavel acbeveig otnv CHMP kotd ) d1dpKeio Tpopopikmv
gENyNoE®V TOL TPONYOVVTOAL TNG ARYNG amopdcemvZ. Ot cuviiyopot acdevdv xovv emiong
™V gukaipio va ennpedoovy v €Bvikn/evpomnaixn vopobesio oyeTkd pe v ddel
KukAopopioag.

2.6 IlpécPaocn o€ kKavoToOpa VELPOLOYIKA Qdppaka oty Evpdan

H nopakdto perémn, pe 0épa : “Access to Innovative Neurological Drugs in Europe”
(2021), mapéyet po cvykpitikn availvon Tov cvotdoemv g A&loAdynong Texvoloyiog
Yyeiog (HTA) mov ekddOnkav amod yopeg g EE (TaAdia, I'eppavia kot Itadio) yio véa
VELPOLOYIKA QAppoKa LeTd TV £yKplom Tov EMA.

2V HEAETY, GE TPMOTN PACT|, TAPOVSIALOVTOL TPOCPATO GTOLKELN TTOV AUPOPOVYV
KOLVOTOLLO, PAPLLOKO TTOV GYETILOVTOL e VELPOLOYIKEG TTadNoElg Tov Exovv eykplBel amd tov
EMA ta televtaia ypdvia. Ze de0TEPN AT TPAYLLOTOTOLEITOL GUYKPLTIKT OVAAVGT) TOV
ovotaocewv g A&loddynong Teyvoloyiog Yyeiog (HTA) mov exdodnkav and yopeg e EE
nov oyetifovron pe eBviKéG amo@doelg TiHoAdYNoNG Kot amolnpimong.

2Oppava pe v perétn, evioniomkav 11 koawvotdpo eappoka eykekpyuéva otnv Evpdnn
(tpetg yovidwukég Bepameieg, d00 puKpd popo, Tpio. LOVOKAMVIKE avTIo®UATO, dVO
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AVTUTAN POQOPLOKE OALYOVOVKAEOTIO Kol £Vl LIKPO TapEUPAALOLEVO PLBOVOLKAETKO 0&D)
Yo TEVTE VELPOAOYIKES 0GOEVELES (EYKEPUMKN ETVEPPLOAELKOIVGTPOPIN, VOTIOLO HVIKO
HOKNTO), LETOYPOUATIKY] AEVKOOLGTPOPia, NKpavio Kot roAvvevporadeia o€ acheveic pe
KAnpovopukn apvrogidwon tpaveupetivig: OKTd amd ta Evieka QAPIOKO OVOLAGTNKOY
opEAVA, OAO Y10 GTIAVIEG YEVETIKEG AGOEVELEC.

Moévo 1o ATMP Zolgensma® éhafe £ykpion vo dpovg, evad 1o Vindagel® rtav 1o povo
oV gyKpinke o€ eEAUPETIKES TEPMTMOGELC.

Ta amoteAéopatd £0e1&av EAAEYN cVUEMVING GYETIKA pe TN OepamevTikn a&ia (1Wimg v
«mpooTfépevn a&ion) TV Paprdkmy Tov £ykpinKay TpdceaTa Y10 VELPOLOYIKES EVOEiLELg
omv Evponn. [apd 11g dtapopés wg mpog v a&loAdynon, 1 tpdcPacn £xet eacpariotel
OTIG TPELS YDPES, EGTM Kt LE O1APOPOVS THTOVS TEPLOPIGULDV.

H moidmta tev amodektik®v ototyeiomv mov vrostnpilovy v £YKpion eopuaKov ivat
avapeipora éva Bacikd onueio g dwadikaciog A&loldynong Texvoroyiag Yyeiag (HTA).
Ao KL 0V 6YEAOV 01 LUGEG amd TIG LEALTEC VOl KAAN OYEOIOCUEVES TUYOOTONUEVEG,
OUTAG TVPALEC, EAEYYOUEVEG LE EIKOVIKO PAPULOKO OOKIUES, Efvol aElooMUelmTo OTL deV
VILAPYOVV O1BECIIES AUETES CLYKPIGEIS HETOED TOV EMAEYUEVOV QAPUAKOV LE TNV 1010
Evoeldn. Avto sivar £val amd o onpovTikoTepa {NTHHOTE Yo TN OlaXElpton TG dtodKaciog
HTA, e1dwd pe pappaxa mov Exovv eykpifel vopitepa, Kabhg 1 EAAELYN GOPOV KOl IGYVPOV
ototyeimv kabopilel v afefardtnto oxetikd pe ) Oepamevtiky ala kot T B€on Tovg 6N
Oepamneia.

10
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KE®DAAAIO 3

3.1 Ad&ewa kvkho@opiag amo Tov FDA oty vevporoyia

Yrapyovv ToAAEG 0501 Yia TNV £YKpion VEOV Qappdkmy 1 evoeifemv yia vtdpyovia
eappaka pécsm tov Opyoaviopod Tpopipwv kar Dapudkov tov Hvopévav [olteidv (FDA),
TOAAEG amd TIC 0Toleg 6TOYXEVOVY GE Bepameie o€ eEEOIKEVUEVEG TTEPLOYEG 1) TTEPLOYES
Oepancioc omavimv acheveidv. Agv amaitovv OAeg o1 0501 Tal {010 YPOVOSIOYPALLLOTO 1)
aVGTNPN avabBe®PNoT, Kol To TEAELTALN YPOVIL, OVTO EYEL EMNPEAGEL SVOAVAAOYO TOV TOUEN
™G vevporoYiag.

Eni tov mapodvtog, vrdpyovv mepiocdtepe amd S00 e101kég Oepamevtikég aymyEg, Tov
oyetiCovtot e TN vevporoyia, 6Tov aymyd £YKpLong GopUAK®V G€ d1APOPES TAOOAOYIKES
Katoothoec?. Te mold vYNAO T0GOGTO VT Ta PAPHAKE TANPOVV TIC TPODTODECEL Yia
eétaom HEGm U0G «EVOAAAKTIKNG) 000V &ykpiong omd tov FDA 1 kou mAnpodv ta kpiriplo
KOTOAANAGTNTOG Yot 0pPavO papuaKko (dnAaon, edpuaka Tov Tpoopilovtal yio T Bepamneia
ondviov acBeveumv mov opifovtar 6Tt ennpedlovv <200.000 dtopa oe eBvikd eminedo).

[Ipog 10 TapoV, oYXedOV TO 15 TOIC EKATO T®V VELPOAOYIKDV BEPATELTMOV EXOVV OPPOVE
eappaxo. Kabmhg cuveyiCovpe vo pabaivovpe meptocdTEPA Y10 T YEVETIKN TOV
VELPOLOYIK®V dATaPOY DV, TPOGHETEG OTOYXEVUEVES Brodoyikég Kot Yovidlakég Bepameieg eival
otov opilovta, £vag onuavtikdg aptBpog Tov oroimv pumopet vo TeEpACEL o 1o EVOALOKTIKN
006 &yxpiong and v FDA. I'a 10 A0yo avtd, 1 KoTovonon TV aroypm®cemy TG £YKPLoNG
and tov FDA éyet ovEovopevn onuacio?.

Ymapyovv d1dpopot TpOTOL e TOLG 0moiovg ta Pappaka eykpivoviot omd tov FDA. Avto
ocuvnBm¢ Eexva e pa epeuvnTikn pappoyn véou eappdakov (IND) mov cuvibog Baciletat
o€ TPOKAVIKA dedopéva. Yrdpyovv tpetg tomot epappoy®dv IND: IND gpevvnig, IND
xpNong éxtaxtc avaykng kot IND Bepaneioc. OAa amortovv TANpopopiec GYeETIKA e TN
Qoppokoroyia Kot TV To&tkoAoyio Tov (HmV, TIG TANPOPOPIES TAPAYWOYNG CYETIKA LE TN
ovvBeon Kat TN 6TafePOHTNTO KOt TIG TPOTEWVOUEVES KAMVIKES EVOEIEELS.

Metd ) Ay 0€d0UEVOV KMVIKOV SOKIUOV TOV KATAOEKVOOLV TNV OTOTEAECLOTIKOTNTO,
0€ TUTTIKA TEMKA onueio og kKatdotaon acévelog, Evag xopnyoc Ba vrofdaiet véa aitnon
eappakov (NDA). Xopnyog umopel va etvar €va GTopo, ETaipio, KATOOKEVOGTNG K.AT. TOL
Nyeiton ™G avVATTLENG Kol TNG KOVOVIGTIKNG CLUUOPOMOGNG TOL VEOL Qapuakov. Agv Ba
TPOYWPNGOLY OAO TOL PAPLLOKE TTOV £XoLV VIoPdAet aitnon Yo IND, kabdg mpénet va
OOJEIKVUETAL KAMVIKO 0QeA0C. YTapyovv Tpelg Tomot NDA:

1. 10 TapadocLaKd HOVOTATL

2. T0 QAPLOKO. LLE TOPOLOLO. OPOOTIKA CLGTATIKA LLE VO TPOTYOLUEVMG EYKEKPIULEVO
oappaxo. To pdppaxo propei va Paciletor og 0edOUEVA TPONYOVUEVOV QOPUAK®V TOV
vrootNPilovVy Hia ETTOYVVOLEVT) 000, ETEION ATALTOVVTOL AMYOTEPEG «VEES) TANPOPOPIES

3. 1 GLVTOUEVUEVT EQPAPUOYN VEOU PAPLAKOV 0TS TO PLOTCOOVVOLL GAPLLOKE (YEVOST|LLAL).

11

Institutional Repository - Library & Information Centre - University of Thessaly
07/09/2026 00:46:45 EEST - 216.73.216.250



3.2 Evolhoktikég pé0odor éykpiong evog pappaxov? (alternatives approval processes)

Ymapyovv 1€66Ep1G «EVIALOKTIKESY S10OTKOGIEG EYKPIONG TTOL YPNCLOTIOVVTOL ETTL TOV
napovtog amd tov FDA. KdBe povomdrtt £yt povadikd kpitiplo KAtoAANAGTNTAG Kot 0QEAN
XOPNYDOV. AvTéG 01 0001, EKTOC amd pia TpwTomoplakn Bepamneia, epappoloviol 6To 6TAd10
éykpiong New Drug Application (NDA):

1. AvoBe@pnon npotepordTnTog

H Avackommon [Ipotepardtrog eykpiOnke to 1992 and tov NOpo yia ta T€An ypnong
ocvvtayoypagovpuevev eoapudkov (PDUFA) mov dnpovpynce 10 cuotnua enaveSetaong
eoppdkov 600 emmédwv tov FDA (mpoétumm katd mpotepardmrag). Avti 1 dadpoun
ovvtopevel TV e&étaon g aitmong and 10 pnveg (kovovikn) oe 6 punveg (tpotepardtnra). O
FDA xaBopilet ebv éva @appaxo Aappdverl pio Tomkn 1 Katd tpotepatdtnTo 0E0A0ynomn, av
Kot o1 yopnyoli pumopei va {ntoovv emavecétaon katd tpotepatdtnta. Xopnyeitot
EMOVEEETOON KATA TPOTEPOLOTNTA, £V £val VEO ApLLOKO Oa 001 YNGEL GE CUAVTIKY
Beltimon otV ac@AEAELN KOL TV OTOTEAEGLATIKOTITO GE GUYKPLOT LE TIC VITAPYOVGES
Oepaneiec. ['a mapddetypa, To 2020, n aducanumab €lafe enaveEéTaoT KATA TPOTEPALOTNTA
v T Bgpoameio TG vOGOL TOL AATGYALEP.

2. Fast Track

Ta edppoxa yio ) Oepancio cofapdV KATOCTAGEDV TOV OVTILETOTILOVY a
OVIKOVOTOINTN WTPIKn avaykn Aappavoouv pia toyeia avabedpnon. O okondg avtod Tov
HOVOTaTION £ival va KatoyvpmBohv vepitepa GNUOVTIKA VEL GAPLOKOL, Y10 KOTOGTAGELS
OmWG M vOoog Tov AAToYQUEP, 1| EMANYia, 1 KATdOAYM Kot 1) GKApLVOT KATé TAGKOG.
Omo100MTOTE PAPUOKO OVOTTOCGETOL Y10 TN Oepomeia N TV TPOANYN Hiag TdOnong ympig
tpéyovca Bepameia £yel mpotepardtra. Edv vdpyovv dabéouec Oepamneieg, to véo
QAPLLOKO TPETEL:

1. va &xel ovdTEPT AMOTELEGLATIKOTNTO

2. vo, umv mapovotdlel coPfapic mapevépyeles g dtobioiung Bepaneiog

3. va Ttapovotdletl petmon g KMviKd onpovtikng toukotntag g Oepameiog

4. va KOAOTTTEL Lol avadVOEVT] 1] OVOUEVOLLEVT] OVAYKT) ONUOGLAG VYETLOG
H ovopacio Fast Track 0a npémet va épyetor ) oty ¢ vofoAng kot va nmoei and
TOV KOTOGKELOOTN, av ko pumopel va {nmOetl avd mhoa otryun ot dadikacio £ykpiong. X
OLYKEKPILEVN dladtkacia ot cuvavtioelg pe tov FDA yia va cu{nmBel to 6y£610 avamTuéng
KO TO KATAAANAQ OEGOUEVO TTOV OTTOUTOVVTOL Y10 TV VTOGTHPIEN TG EYKPLONG POPUAK®OV,
etvar mo ovyvéc. Ta pdppaka oto Fast Track povomdrt eivon eniong katdAAnia yio toyeio
EYKPIoM Kot EAEYYO TPOTEPALOTNTOG, EAV TANPOVVTAL TO KATAAANA KpiTpLo. [l
napadetypa, To 2019, n neflamapimod avaBewpriOnie Fast Track og Oegpaneia yio tnv dvola
pe copota Lewy.

3. Toysia Awdpopn Eykprong (Accelerated Approval Pathway)

Av16 10 povorartt, eykpidnke to 1992 ko avavemdnke to 2012, epappdleton o véeg
Oepamneiec mov Bepamevovy coPapés N anenTIKEG Yo T (N KOTAGTACELS Y10 TIG OTTOleg
VILAPYEL OVIKOVOTIOIN TN WTPIKT VAYKT) KO EXOVV «KAWVIKA onpavTikd» amotédecua. Ta
QAapLOKa TTOL EIVOL KATOAANAQ Y10 LTV TNV 000 TPENEL VA PEATIOVOVY EVa VTTOKOTAGTOTO
TeEMKO onElo, o€ TEPIMTO®ON OV £Vl TVTIKO TEAIKO onpeio Ba amaitovoe pakponpodeoun
agoroynon. I'o mapadetypa, to eappoko X Oepanedet 1o ToAORopPo YAoroPAdcTONA. Eva
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vroKatdotato TeEMKd onpeio Ba Tav 1 peiwon Tov peyEBovg Tov OYKOL VA EVa TUTKO
TeAMKO onueio Ba ftav n emPioon ota TEVTE YPOVIO.
Edv 800t £ykpion vod 6povg, 0 yopnyog mpemet va 01eEdyel KAMVIKES OOKIUES LETE TNV
KuKAogopia yia va dtuc@aricel 6Tt TANpovvToL Ta TeEAKA onpeio. Edv dev mAnpodviot ta
TomiKd teMkd onpeia, o FDA pmopel va avaxaAésel Ty £ykpiorn. Avti 1 0100poY| ETITPETEL
) peimon tov ypdvov Eykpiong katd tepimov 40 To1g ex0td, amd HEGO Opo OKT® £TOV 6¢€ 4,8
ét. To 2019, eykpiOnke n éveorn Vyondys 53 (golodirsen) yia ) Bepomeio g poikng
dvotpoeiag Duchenne pe pio cuykekpiévn yovidrokn HetdAlaln.

4. Ogpancio kawvoropiog (breakthrough therapy)

AVTO TO HOVOTATL £XEL GYEOAGTEL Y10l VO, ETLTOYVVEL TV OVATTLEN KO TV 0VOCKOTTNoN
QOPULAK®V TOL TPpoopiloviot Yo T Oepomeio GoPap @OV KATACTAGEMY KO TO TPOKOTOUPKTIKA
KAMvika otoyyeia delyvouv 0Tl To PappaKo umopel va emdeiEel onuavtikn Pedtioon o oxéon
ne 11g dorabéotpeg Oepaneieg oe KAMvikd onpovtikd telkd onpeio. To 2018, o amd Tov
OTOLOTOG TTOPAYOVTOS PIVYKOALLOON eYKpiOnke yia ) Bepaneio Tadidv kot epnfov >10
ETOV PE VITOTPOTIALOVCO GKANPLVOT KATH TAAKOGS.

3.3 Nopog yia ta oppavé eappoxa (ODA)?’

To ODA (Orphan Drug Act) givat pio 080G péc® g omoiog ot OepamevTIKEG aymYES Yia
acBéveleg mov emnpedlovv <200.000 dropo pmwopovv va, LTORAAOVY AiTNON Y10 KOPPUVA
KkaBeoTOC Pappdiov” mov divel 1o dikaimpa otov xopnyd o€ avortuElakd kivntpa (m.y.
EKTTTMOGELS POPOV, AKVPOTIKA TEATN YPNONG CLVTOYOYPAPOVUEVOV QOPUAK®V), EVIGYVUEVT
TPOGTAGIO OIMAMUATOV EVPECITEYVIOG KO OIKOLMLOTO, LAPKETIVYK KO ETIO0TNOELS KAIVIKNG
épevvac?®. H yoprymon awtod tov kadeotdtog dev alMAlel TIg TUMKEG KOVOVIGTIKEG
ATOTNOELS Kot dtadkacio yio Ay €ykpiong papketvyk. H acpdieio ko n
OTOTEAEGULATIKOTNTO TOV EVOCEMV TPEMEL VO, TEKUNPLOOEL LECH EMOPKOV KOl KOAL
ereyyduevov perletdv. O vouog yio o opeavd eappoko Bempeiton e peydro Pabuod Betikn
Yo Tovg acBeveic apov mpv and T BEomon g to 1983, povo 38 edapuaxa iyov eykpiet
otig Hvouéveg ToMteiec yia 116 oppavég achéveled.

Ta {nmpata pe 1o ODA meptlapfavouy TV X0V PNGILOTOINGT TOAUOTEP®V, PONVEOV
U1 0pPAVAV QOPUAK®V GE VEEG OVOUAGIEG CTAVIOV OCHEVEIDV, VYNAAL £5000 GE OPIGUEVEG
acBéveleg o€ Papog TV achevdv, Kot dNovpyio achevel®dV evtog acheveEI®V amd Yop1nyolg

Y10, VoL TANPOVV TO. KPLTAPLO, EMAEEILOTNTOAC Y10 OPPAVEL YOPAKTNPIGUOC PapHKov??,

3.4 Avevpopévn mpooPaon (Tapnyopntiki] ypnon)

H dwevpopévn mpdcPaocmn 1 mapnyopntikn gprion eivor pa 086G tov FDA mov mpoopiletan
va emTpéyel 6e 060eveig TOV TAGYOLY OO TEMKO GTAO10 TPOGPOCT GE EPELVNTIKA PAPLLOKOL
eKTOC KAMVIKN g dokune. ‘Evag yiotpog mpémnet va (ntoet tpdcsPaocn ot Oepansio yio
Aoyaploopd Tov acBevog Kot ot avatnpoi kovoveg kabopilovv edv Evag acBevig mAnpot tig
Tpodmobéselg yio oty TNV 006. Ano 1o 2015, 1 FDA £yet eykpivel oyeddv 1o 99 to1g exotd
OOV TOV UTNUATOV TapNyopnTIkng Yprions.
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3.5 Awkaiope doxkipig (right to try)3!

To Right to Try eivon évag vopog mov ynoeiotnke 1o 2018 ko emrpénel eniong oe acOeveig
pe TeMK6 oTdo10 va £xovy TpdcPaon o€ TEPUUATIKEG Bepameiec TOV OV ivol EYKEKPIUEVEG
arnd tov FDA kot evdéyeton va Bpiockoviat o€ Tpdipo otadto avantvéng. O FDA, dev
e€etdlel Ta oauTUOTO Y10 TO SIKOHMLO OOKIUNG, OTOLTEITOL LOVO EVIEP®UEVT] GLYKATAOEGT
amd TOV GLVTOYOYPAPO 1A TPO.

Mmropel va. unv vdpyovy dedopéva acPAAELOS Yio OVTEC TIG Bepameiec, Yeyovog Tov
kaB1otd T cvvaiveon pe TANPM EVUEPWGST TOAD OVGKOAN Kot TPOPANLLATIKT Y10 TOVG
OLVTAYOYPOPOVVTES 10TPOVS AdY® advvapiog va TpofAéyouv 1} va d1ayelploTodv KatdAAnAa
TG avemBounteg evépyeleg /Kot v to&ikotTTa. Méypt onpepa, o vOUOGS dgv elxe ®g
anotédecpa moArol acOeveig va Aapupdvouv Bepamneieg emedn N mapakoAovOnon g
ac@EAELOG Ko To. S101knTicd (ntipato mpémet va Bapivovy tov 1opd2.
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Youmépaopo

Agdopévnc TG oNUOGIag TOV VEOV UPUAK®OV E0TKE Yo TIG OTdVIEG ACOEVELEG, GTO
KOUULATL TNG vevporoyiag, eivar (oTikng onpaciog va Katavondobv kot va Anebodv pétpa yio
T0 ot TG aocvvEnelng puetald Tov aétoroyncewv HTA, mpokeipévou va eEacpaiotel n
Tayeiol Kot opotOpopeT TPdSRacn TNV KOVOTOUio Y10 TOVG AcHEVEIC TOL UTOPOVV V.
EMOPEAN00VV.

Ao TV GAAT, VIAPYOLY TOALEG 0001 £yKplong amd Tov FDA yia pappakoloyikég
Oepameieg Kot To PAPUOKO Y10 VEVPOAOYIKEG TOONGELS YPNOUOTOI0VV OLGAVAAOYOL
EVOALOKTIKOVG UNYoVIGHoUG £ykptone. H katavonon autdv Tav 0ddV Kot TG 6YXE0NS TOVG LE
70 VYNAOG KOGTOG PapUaK®V, TNV TpdcPacn oe @povTida kot Oepameieg Kot T ¥prion
YEVOOT|L®V QOPUAK®OV Kot loicodOVapmV amotedel VYNAY TPOTEPULOTNTA Y10 TOVG
VEVPOLOYOLG TTOV GLVEYILOVV VO TPOTOTOOVV TIG Bepameieg evidc Tov petaforidpevon
Bepamevticov Tomiov. H éktakn avdykn deiyvel v avaykoidtnta TG 0COAAELNS TOV
acBevov Kot g £ykopng tpdcPaocng o€ Tpmtonoplokég Oepaneieg Kabmg eEehiooeTon n
emomun. Etvat vyiotng onpaciog n dtatpnon evog e€atpetikd a&ldmioTov GUGTHUATOG
AVATTUENG UPUAK®V, DOTE VO TOPEXOVTOL TO ACPAAESTEPO. KOL TTLO TPOGLTE PAPLLOKO GTOVG
acBeveic.

"Evag unyovicpog yio tov EAeyx0 ToL KOGTOVS TOV QUPUAK®V NTAV 1) EAEVOT] TNG XPNONG
1060 yevOonumv 660 kot froicodtvaprmv eapudxkmy. [ToArég Bepaneieg mov oyedidlovton og
avToG TOVG AYWYOVG EYKPIVOVTOL LECH ETITOYVVOUEVAOV 0DV, OEOOUEVNG TG OUOLOTNTOG
ot ovvbeon pe éva vrdpyov edppoko. Ta oeéAn amd ) xpnomn TG0 TV YeVOoU®mY 0G0
Kot TV Bloicodvvapmy givot 61t Bempovvtat EVOALAKTIKEG ADGELS YOUNAOTEPOL KOGTOVS GE
oyéon ue T dabéoiueg cuvhEselc.

Ta yevoonua kot Ta froicodvvapo eapuoxke Uropet va £xovv Tapdpote Tpopid aciielog
0€ GUYKPLOT LLE TOL EYKEKPLUEVO QAPLLOKA, OAAGL OPIGUEVES 0GOEVELEG OTTMOC 1| EMANYia KO M)
okAnpouvon kotd TAakog Pacilovrol og axpiPr) kot TPoPAEYIUN POPUOKOOVVOUIKY,
ONUOVPYDOVTOG TOOVA TPOPANLOTO Y10 OPIGUEVOLS 0GOEVELC.

AV ka1 01 veuporoykég TaBNGELS IGTOPIKA NTAV Amd TIC TO SVGKOAES Y10 TNV AVATTLEN
OMOTEAEGLLATIKOV KO ACPOADV VE®V Bepamei®dv, AOY® NG TOAVTAOKOTNTOS GTN
euotomaforoyia Kot TNV KAVIKY Tapovsioot), e§akoAovBolv va Aeimovv Bepamentikég
Oepamneiec yio onuavtikéc acBéveleg. O EMA kot 1o FDA éyovv emkevipwbei otnyv
avayKowdTNTo LT HE GKOTO TNV Apecn tpocPact Tov acbevoic oe avtég TIc Oepameieg Kot
yiveton Tpoomdfeia TiGTELONG TV SOOIKACIOV £YKPLONG KLKAOPOPIOG TETOLMV QOPLAK®OV.
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