. )
EHC+ IMEA

european haemophilia coensortium

ZIYA\OIOZ NPOZTAZIAZ
EAAHNQN AIMOPPO®IAIKQON

Néeg Oepanrreieg yia TV cupoppoiAia Kal AAAEG capoppayikES diarapayég: Meplodikn ékBeon EHC

AvoBswpnon kai véeg e€ehiceig 1™ 'EkSoong louviou 2018

®eBpoudpiog 2019



MINAKAZ NMEPIEXOMENQN

INUEIWOT OVIITTPOAOYOU . oel.:
FUVTOMOY PO PIEG ... o€l

Evnuépwon yia véeg BepanTeieg yio TNV aiMOPPO@INIC A o€A.;
MoPATETAPEVOG XPOVOG NUIOEIOG CUONG ... o€A.:
O¢pareieg aveu uttokatdoTaong (Non-replacement therapies) ......................................... o€A.:

Hemlibra® (emicizumab) ... o€A.:

o USIT AN O¢€A.:

© 00 N N o oo o W

TOVIOIOKA BEPOTTEIN ..o e o€A.:

—_
—_

Evnuépwan yia véeg BepaTeieg via TNV QIMOPPOPINIC B . oeA.:

MOPOTETAUEVOG XPOVOG NUIGEING QUITIG .ottt oeh.: 1
O¢parreieg dveu uttokardoTaong (Non-replacement therapies) ..................cccccceiieeieiiiiiiiiil. oel.: 12
FUSITAN oel.: 12

FOVIBIOKA BEPOTTEIO ... oeh.: 12
Evnpépwon yia vEeg BEPATTEIEG ME OVOOTONEIG ... ... oeh.: 13
MoPATETAPEVOG XPOVOG NUICEIOG CUOMNG ... o€el.: 13
Oeparreieg Gveu uttokardoTtaong (Non-replacement therapies) ............................................. oeh.: 13
FUSIFAN oel.: 13
Hemlibra® (emicizumab) ... oeh.: 13
TOVIBIOKA BEPOTTEIN ... . e oeh.: 13

-_—
o

ZXONIOOHOG VIO TN YOVIOIOKE) BEPOMTEION ... ... e o€A.:
Evnpuépwon yia véeg BepaTTeieg YIa OTTAVIES QIMOPPAYIKES SIOTAPAXES oeA.:

-
EEN

Anomnoinon guBuvwv:

H ékdoon autr napdyetat and v Evpwnaiky Opada yia tnv Awpoppodilia (EHC) kupiwg wg exkmatbeutikod epyaleio ya tig EBvikég Opyavwoelg MéEAn pag
(NMOs) otig omoieg kat cupmeplapfdvetat o ZUMoyog Mpootaciag EAAAvwv Awoppodlikwy (2.M.E.A.). Ito ocuvexwg petaPolopevo meptBdilov
Bepamnelwy, MpdOeor pag eivat va SnUOCLEVOUE EVNEPWOELG O€ TAKTIKA BAon. OL TAnpodopieg mou mepLéxovtat Kat oL amoPeLg o ekppalovtal 0To mopov
gyypabo arnotehovv culoyikr Tipoadopd tng Opddag Epyaciag yia Néa Mpoidvta tng EHC. H EHC kot o 2.M.E.A. 8gv gurmAékovTal 0TV AOKNoN TOU LOTPLKOU
£MOYYEALOTOG KAL O€ Kapla epintwon Sev ocuviotoUv Beparmeieg yla ouykekpLpéva dtopa. H EHC kat o 2.M.E.A anéxouv and kdbe SnAwon, pnti f cwnnen,
BdoeL tng omoiag ot §60eLg TwV bappakwy ) AAAEG cuoTdoeLg Bepareiog mou mepLExovTal o authiv tnv dnuociceucn popolv va BewpnBolv cwoTEG. MNa toug
AOYOUG QUTOUG GUVLOTATOL QUOTNPA Ol AVAYVWOTEG VO CUMBOUAEVOVTAL €vav EMAYYEAUATIO UYELOG KOl va QvaTpEXOUV OTLG TUTIWHEVEG o8nyleg mou
TPEXOVTAL QIO TN PAPHAKEVUTIKN ETaLpEia, TPV ard tn AN omoloudAToTe HapUaKEUTIKOU TIPOIOVTOG o avabEépetat otnv mapovoa dnupocicuon. H EHC
Kat o EMEA Sev umootnpilouv KAmoLa cuyKkekpLéva BepameuTikd mpoidvta. Tuxov avabopd oe ovopacia rpoidvtog Sev unootnpiletat and tv EHC kat tov
S.M.E.A. KatefAROn n péylotn Suvatr mpoomabela yla Ty 600 10 Suvatd mAnpéotepn amddoon Tou apxkol Kelévou otnv EAnvikn NMwooa. e kabe
nepintwon, nEHCkat o 2.M.E.A oudepia euBUvn pepouv yla Tuxov AdBn petabpdoews KaL TO TTAPOV TPWTOTUTIO Keipevo otnv AyyAkh yAwooa Ba Bpioketat
avaptnuévo otov enionpo Lotoxwpo tou 2.M.E.A www.haemophiliasociety.gr



Znueiwon avti TpoAdyou

AyatnTtd pag péAn,

H tTrapouca €kdoon aTroTeAEl HETAPPAON TTPWTATUTING TTEPIODIKAG €kdoang Tou European Haemophilia Consortium- EHC oxeTIKG pe TIG VEEG
BepaTreieg yia TNV aipoppo@IAia Kal GAAEG aipoppayIkEG dIaTAPAXEG. XTOV I0TOXWPO Tou XIMEA pTropeiTte va Bpeite Ta TTpWTOTUTIA KEIPEVA GTNV
ayyAikp yAwooa (otov Trapakdtw ouvdeopo: https://hemophiliasociety.gr/aimorrofilia/agwfh-kai-antimetopisi/ ), émou umdpyouv €miong

TIOPATIOUTIEG TTPOG TIG CUYKEKPIMEVEG MEAETEG TTOU avagépovTal. MaTwvTag TTavw oTnV avTioToIXn TTAPATTOUTT (PPACEIG e PTTAE ypdupaTa)
MTTOPEITE Va OEiTE TTEPIOTOTEPES TTANPOPOPIEG OXETIKA PE TIG €V AOYW HEAETEG, YIa TTANPECTEPN EVNUEPWOT OAG.

Me ekTiunon,

To A% Tou 2MEA



EmoTtoAR EHC

KoAwg AABate oTo deUTepo TEUXOG TNG TTEPIOdIKNG €kBeong TnNg Eupwtraikig Etaipeiag Aiyoppo@idiag (European Haemophilia Consortium-
EHC) oxeTikd pe Tig véeg BepaTreieg yia Tnv aigoppo@iAia Kar GAAEG alyoppayIKEG SIATAPAXEG.

>e avtiBeon pe TNV TPwWTN ékdoon, Tou dnuooielBnke Tov Mdaio Tou 2018 kai eival d1aBéaiun otnv IoToogAida Tng EHC, autiv n deltepn
€kBean TTpoopileTal va TTapEXEl JIO CUVTOUN ETTIOKOTINON TwV £EeAIEEwY O€ vEa BePATTEUTIKG QAPUOKEUTIKA TTPOIOVTa TTou £Aafav xwpa atrd
Tov Mdio Tou 2018 €wg Tov lavouapiou Tou 2019. Qg ek TOoUTOU, TO TTAPOV TEUXOG Ba TTAPEXEI HOVO ETTIYPAPMATIKEG TTANPOPOPIEG OXETIKA PE
agloonueiwTteg €EENIEIC O UQPIOTAUEVEG KAIVIKEG OOKIUEG, VEEG KAIVIKEG MEAETEG KaI TNV AVATITUEN VEWV POpPiwV/ BEPATTEIWY GTOV TOUED TWV

OTTAVIWY QIHOPPAYIKWY SIOTAPAXWV.

Omwg Kal e TNV TTPWTN €kd0ON, O OKOTIOG auToU Tou evnuepwTIKOU JeATiou gival Kupiwg va Bonbrioel otnv ekmaideuon Twv EBvikwyv
Opyavwoewv- MeAwv Tng EHC (NMOs) kai va Trapéxel ota PEAN KAl TOUG QPOVTIOTEG TOUG UIQ YEVIKI ETTIOKOTINON Kal KATAVONOon TOou
Taxutata egeAioodpevou TTediou avaTITUENG PAPUAKEUTIKWY TTPOIOVTWY Yia OTTavieg aipoppayikég diatapayxég. H EHC evBappuvel Tig EBvikég
Opyavwaoeig- MEAn Tou va XpnoIJoTIoICOoUV Kal va TTPOCaPPOCOUV TO TTaPSOV evNUEPWTIKG OeATIO BATEI TWV £BVIKWV avVayKWV Toug, aAAG dev

avoAapBdavel kapia euduvn yia TIG TUXOV aAAayEg.

O1 TTANPOYOPIEG TTOU TTAPEXOVTAI OTO TTAPOV EVNUEPWTIKG OEATIO KOTNyopIoTToloUvTal avd €i00¢ dIaTapayrg yia TO OTT0i0 UTTAPXE! EVvNUEPWON.

H emrépevn evnuepwTikn ékdoan Ba gival SiaBéaiun Tov loUAio Tou 2019.

O1 TTAnpo@opieg TTou TTapEXOVTal O€ AUTO TO EVNUEPWTIKS OeATIO TTPOEPXOVTAIl OTTO TTOAATTAEG TTNYEG, CUMTTEPIAQUBAVOUEVWY TTOPOUCIACEWY
ge TPOOQATEG EMIOTNUOVIKEG ouvavTioelg (T.x. Hpepida EHC yia mig Néeg Texvoloyieg, Emioia Zuvavinon Apepikavikng ETaipeiag
AigatoAoyiag), 10To0eAideg (T7.X. www.clinicaltrials.gov) kai ammd atTeuBeiag €TTIKOIVWVIO UE QPOPUAKEUTIKEG ETAIPEIEG. TN OUVEXEIA TO
TTEPIEXOUEVO avadIATUTTWVETAI KAl TTAPOUCIAZeTal O€ UKOAA KatavonTr yYAwoaa. [Ma Tov Adyo auTté euxapioToUNE ISIAITEPA KAl avayVwPICoUpE
TNV TTpoopopd Tou K. Declan Noone. kai Tng kag. Laura Savini.

H EHC euxapiotei emiong tnv Opdda Epyaciag yia 1Ta Néa Mpoidvra (New Products Working Group), n omoia gixe tnv €miAeyn Tou

TIEPIEXOUEVOU KOl TNG TTOPAYWYNG auToU Tou eVNUEPWTIKOU SeATiou. MeTagl Twv PeAWV gival or:
. O Ap Mariétte Driessens, EBeAévTpia EHC
. Ap Radoslaw Kaczmarek, péAog Tng ouvtovioTIKAG emTpoTAG TNG EHC
. Ap Dan Hart, MéAog Tng laTtpikAg kai ETTioTnuovikng ZupBouleuTikrig Ouadag 1ng EHC (MASAG)
. Kab. Mike Makris, MéAog Tng latpikrig Opadag 1ng EHC (MAG)
. Emik. KaB. Brian O'Mahony, Mpoéedpog EHC
. K. David MéAog, EBeAovrig EHC
. Ka@. Flora Peyvandi, MéAog Tng laTtpikng ZupBouieuTikig Opadag Tng EHC (MAG)
. Ap Geneviéve Piétu, EBeAdvTpia EHC
. Ap Uwe Schlenkrich, EBeAovrig EHC

H EHC kaAwoopilel €vBepua OAeg TIG BepatTeuTIKEG EEEAIEEIG TTOU PTTOPET VO w@eAjooUV Toug aoBeveic oTo péANov. H EHC dev Traipvel kapia

0¢0n OXETIKG PE OTTOIOdNTTOTE TUTTO I KATNYOPIa TTPOIGVTOG TTOU AVAPEPETAl OTO TIAPOV EVNUEPWTIKO SEATIO.

EATiCoupe o1 TTAnpo@opieg TTou TTapEXOVTal OTO TTAPAV va gival XPAOIPES KAl EiNaOTE 0Tn BIGBECT) 0AG VI TUXOV EPWTATEIG.

Me Bepuég euxég,

Brian O'Mahony Amanda Bok

Mpdedpog EHC AlguBivwy 2upBouiog EHC
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ENHMEPQZH ZXETIKA ME NEEZ ©OEPATEIEZ A THN AIMOPPO®IAIA A

MapareTapévog xpovog nuicelag {wng (EHL)

To Jivi® Aappdvel adsia KuKAopopiag

To Jivi®, o TraparteTauévog mapdyovtag nuiosiag Cwng (EHL) tng Bayer - BAY 94-9027 - yia aobeveig
nAIKiag 12 e€Twv kal Avw TTou AduPavav Bepartreia, €éAaBe ddeia KukAogopiag yia Tnv EupwTraikn
‘Evwon (EE), mig Hvwpéveg Mohiteieg (HMA), tov Kavadd kai tTnv lamwvia. To Jivi® eival €vag
TeyKUAIwpévog TrapayovTag VI kai evdeikvuTtal T6o0 yia TTpo@UAagn 600 Kal yia Bgpartreia Tng
aigoppayiag.

H Bayer TTapouciaoe oToixEia 010 TTAQiOI0 TNG Zuvavinong Tng Apepikavikng Etaipeiag Aiyoppo@iAiag
(ASH) 10 2018 oT10 Zav NT1iéyko Twv Hvwpévwy MNMoNiTeiwv. ZuvoAikd, To SIGUECO, QUTOUATO KAl PIKTO
€010 TTOOOOTO alyoppayiwy (ABR) Atav xaunAod (£2) oe aoBeveig Tou éAafav Jivi® wg TpoeuAlagn
KGOt TTévie PEPEG ) KABe et nuépeg katd Tn didpkela NG peAétng PROTECT VI @daong /111
2Upewva PE TIG APXIKEG AVAAUOEIG, TA GTOUA TTOU AVTOTTOKPIVOVTAI KOAUTEPQ O€ TTPOQUAAKTIKO OXAMA
avd TEvTe NuEPeES TTapouaiooav AlyOTEPEG AIOPPAYIEG KAl UIKPOTEPO aplBud apBpwoewV-0TOX0UG
Katdé TNV 1TEPiIodo TwV 12 pnvwv TTPIV TNV EvTagn oTn PHEAETN EvavTl TwV A0BEVWV PE ETHOI0 TTOOOOTO
aigoppayiwy =1.

Evnuépwon oxeTikd pe KAIVIKEG HEAETEG Kal TTPAYUOTIKG Oedopéva OXETIKA ME TRV METARooN
aocBevwv amdé SHL FVIIl og EHL FVIIl. Kard tn xprion tou mapdyovra EHL (F)VIIl, pia koivi
mwepiAnyn peAetwv TTou dig§ixBnoav oe kévipa evnAikwv (Guy and Thomas’s, NHS) kai
madiarpikd kévrpa (Evelina, Aovdivo) oto Hvwuévo Baaileio (HB) avagépel Tnv eptreipia aoBevwv
TTou MeTEBNOavV amrd TUTTIKA CUUTTUKVWHATA Trapdayovta (SHL) oe mpoidvra EHL. Tpidvra Tpeig
aoBeveig ue aipoppo@iAia A petéBnoav og Trpoidvta EHL pe xprion mapdyovta TTou £0€IEE peiwae oToV
apIBud Twv povadwy TTou Xpnoiyotroindnkav e 13/13 maudid kar 19/20 pe oudeTepdTNTA KOGTOUG 1
e¢oikovopnon mopwv. H eAdxioTn ouykévipwon kupdvonke amd 1.8-5.9% ota Traidia kai 2.3-9.2%
oToug eVAAIKEG. AvagépBnke 101aiITEPO OQEAOG O aoBeveig pe TTeEpIOPICUEVN QAERIKA TTPOCTTEAQCN
600V aQopa aTNV ETTTEUEN ETTAPKOUG CUYKEVTPWONG TTAPA TN MEIWAN TOU APIBPOU TWV EVECEWV.

e pia euputepn avagopd amd Tn Bdon dedopévwyv Tou Hvwpévou BaoiAegiou, 61 aoBeveig
peTéBnoav amd Tnv TUTTIKN Bepatreia oe EHL. ZToixeia oxeTikd pe 1a oxAuata Beparreiag (TTpiv Kai
META) Kal Ta €TACIA TTOCOOTA QINOPPAYIWY XPNOCIMOTTOINONKAV yia oUyKpion Kal avagopd. O pubuog
€yxuong peiwdnke ammd didpeco apiBuod 3.52 oe 2.38 evéoeig ava eBdoudda (efd) (-32%), evw 91%
TWV aoBevwyv Peiwoav Tn auyxvoTtnTa £yxuong. O TTapdyovtag TTAENG MEIWBNKe aTTd dIAPESN TIUA Twv
5.306 ot 4.620 1U/eBd. (-12%), peiwon oe moocooTd 73% Twv acBevwv. H didueon Tiun €moio
TTO000TO algoppayiwy ATav 2 (0-6) mpiv TNV petdfaon kai 2 (0-4) petd T pet@facn (6x1 oTaTIOTIKA
ONUAavTIKA) Xwpig onuavTik aAAayr] 0To TTOOOOTO €TTEICOdIWV Xwpig aiyoppayia (44% Trpiv kai 45%
META TNV PETABaaON).

2¢ pia TpwTn avdaAuon TG oAokAnpwpévng peAETNG ASPIRE, 10 ouvoAikd dIdueoo €T010 TTOCOOTO
aigoppaylwv yia 6coug éhaBav Bepatreia Tpo@UAagng pe rEVIIIFc (Elocta®) mapépeive xaunAd kab’
6An 1n didpkela TNG peAéTNG ASPIRE, pe ava@opd pndevIKWY aUTOUATWY AIJOPPAYIWY apBpwoswy O
OAeG TIG NAIKIGKEG OPAdEG OTO OKENOG eCaTOMIKEUPEVNG doooAoyiag. H didueon TiuR Tou €Triolou
TTO000TOU QIJOPPAYIWY apBpwoewyv OTo OkKEAOG autd Kupaivotav amé 0,49 oe 0,66 oe 6An Tnv
NAIKIOKEG opadeg, pe 92-95% Twv aTtéPwv €iTe va TTapaTeivouv €ite va diatnpolv Ta diaoThuaTta
doooloyiag.

¢ pia ékBeon TTOoU aPopd Kévipa Beparreiag TNG aiyoppo@IAikwy oTig HIMA, og 15 aoBeveig pye pyéoo
Xpovo Bepartreiag evvéa unvwyv pe Adynovate®, o1 9 acBeveic eppdavicav 21 aigoppayikd €TmeicddIo
Katd Toug €€ unveg Tpo TNG MeETABaong. O o ouyxvog Adyog ueTdBaong ATav n ueiwon Tng
ouxvotntag éyxuong (14 aobeveig). Metrd 1n petrdBacn, n ouxvotnta €yxuong Meiwbnke oe 13
aoBeveig, kal n ouvoAikr eBdopadiaia katavaAwon Tapdyovia peiwdnke katd 19%. OkTw (53%)



acBeveic  Oev gu@dvicav aigoppayieg PeTA TR peTdBaon, Tpeig (20%) ep@dAvicav auTOPATEG
aigoppayieg oTIg apBpwoelg (EvavTi TEOodpwv TTPO TNG METARaong) kai Tpelg (20%) eupdvicav pévo
NTTEG TPAUUATIKEG AINOPPAYIEG.

Tov NoéuBpio, o Kavaddg kal n AucTpalia Trapaxwpnoav adeia KukAogpopiag yia To Adynovate® yia
0aoBeveig pe aiyoppoidia A nAikiag kaTw Twv 12 eTwv, pe Bdon Ta dedopéva TNG PEAETNG @daong 1.
A6 Toug 66 aoBeveig pe cofapn alpoppo@IAia A UTTO TTPOPUACKTIKN aywyr], 73% Twv acBevwyv dev
EM@Avicav TTEICOdIO alyoppayiag apbpwoewyv, 67% Oev eupavicav autoéparn aigoppayia, kal 38%
TWv acBevwyv dev eupdAvicav Kapia alpoppayia.

Avakoivwon véou Trapdayovra EHL FVIII (BIVV001) otnv ASH

Katd tnv emola Zuvavinong tng Apepikavikig Etaipeiog Aipoppo@idiag (ASH) Tov Aegkéuppio Tou
2018, n Bioverativ TTapouciace dedopéva yia éva véo ocupuTrukvwua Tapdyovta VI Tou avattiooel n
etaipeia. O BIVV001 (rFVIIIFc-VWF-XTEN) cival évag kaivoupiog mrapdayovrag EHL FVIII ko dev
eTTNEEAeTal ATTO TOV AVWTATO XpOvo nuiceiag {wrg tou Bétel o Trapdyovtag FVIII ue 1n déopeuon Tou
mrapdyovta Von Willebrand (VWF). Auto emmtuyxdaveral e Tnv aglotroinon g TexvoAoyiag Fc Tou okeudouaTtog
rEVIIIFC, padi pe Tnv TpocBrkn Twv ToAuTTeETMdiwv XTEN, kai e ouvdeon pe Tov Topéa D'D3 Tou VWF. ‘EE)
aoBeveig Tou EAapav povi xaunAn 66on (25 1U/kg) BIVV001 TTapouaiacav TTopaTeTapévo Xpovo nuioeiag (wng
(EHL) 37,6 wpwv H péon dpactnpidtnta Tou Trapdyovrta VIl perd amé pia pévn xaunArl d6on £yxuong Arav
12,2% oTig évte NUéEPES Kal 5,3% oe eTtd nuépes. O1 TipwTol dU0 aobeveic aTo OXrUa uWnARG dGong KodpTNG
(65 1U/kg) cixav péoo emimmedo dpaatnpidtrag mrapdyovta VIl 39,6% tnv méummn nuépa kai 18,5% tnv £Bdopn
NUEPQ, HE JETO Xpovo npioeiag {wrig 43.8 wpeg. AuTo €TITPETTE TNV TIPOPUAGEN GTNV aipoppo@Aia A Pe pia
evOOPAEBIa (1V) ddon avd efdoudda.

O¢partreieg dveu utrokatdotaong (Non-replacement therapies)

Hemlibra® (emicizumab)

Evnuepwpévn yia ig peAéreg NIS kon HAVEN 3 & 4

H Roche avakoivwoe Ta TApn amoteAéoparta amod 1 pyeAérn HAVEN 3 ®aong lll katg TV omoia
aglohoynbnke n wpo@uAagn ue Hemlibra® (emicizumab) xopnyouuevo avda gBdoudda ) ava duo
eBdopadeg oe droua pe aipoppo@ihia A xwpig avaoToAeig Trapdyovra VI, kol Ta amoteAéopara
™G HeAétng HAVEN 42 ®dong lll katd TNV otmoia agloAoynbnke n Tpo@uUAagn pe Hemlibra®
xopnyoupevo KaBe TéooepiG €POOPAdEG o€ dTopa HE aigoppo@IAia A pHE R XwpPig avaoToAELig
mmapdyovra VIIIL.

> peAémn HAVEN 3, evriikeg kar épnBol nAikiog 12 e1wv kai dvw Trapouciacav 96 kal 97% peiwon, avTioToixa, OTo
TTOO0O0TO AINOPPAYILV YIa TIG OTTOIEG XOpnyrnonke Bepateio, oe oUykpion pe ekeivoug Tou dev EAafav Kapia
TIPOUACEN. MeviAvTa €€ Toig ekamd Twv aTépwy Tou éAafav Beparreia kEBe efGoudda kal 60% Twv aTépwy TToU
é\aBav Bepatreia kGBe dUo €RdOPAdES TTapousiaoav UNOEVIKA ETTEICODIN QIJOPPAYIWVY IO TIG OTTOIEG XopnyrHBnke
Beparreia, oe oUyKpIon pE Ta Gropa pe INOEVIKG ETTEICOBI AIOPPAYIWY VIO TIG OTTOIEG XopnyHBnke Beparreia, oTo
OKENOG XWpIG TTPOQUAAEN. ZUyKPITKG e Tnv TTpopuAagn pe Trapayovta VI TutmkoU xpdvou npioeiag {wrig (SHL),
avapEéPBNKE PEiwan 68% OTO TTOCOOTO TWVY CILOPPAYIWV YIO TIG OTTOIEG XopnyrRonke Beparreia.

21N peAéTn HAVEN 4, eviAikeg kai £€pnpol nAikiag 12 €Twv kal dvw, Pe 1 Xwpig avaaToAeic rapdyovrta VI Trou
éAapav rpopuAagn pe Hemlibra® kdBe 1€ooepig Bdouddeg eixav diapeao ABR yia aigoppayieg yia TIG OTToieg
xopnynenke Bepartreia ico pe 0,0, evy 56,1% Twv ATOPWY TTapousiacav PINOEVIKO TTOCOCTO QIOPPAYIWY VIO
TIG OoTT0iEG XopnynOnke Bepartreia kai 90,2% Trapouciacav Tpia 1 AiyoTEPa aIJoppayiKda ETTEICOdI0 OTA OTToIa
Xopnyrnonke Beparreia.

To Hemlibra® eykpibnke amd 1nv Ymnpeoia Tpoiywv kai Papudkwy Twv HIMA (FDA) Tov OKTwBpIo
ToU 2018, w¢ TPOQPUAAEN pouTivag e OKOTTO TNV ATTOTPOTIA I TN MEIWON TG TUXVOTNTAG ENPAVIONG
QINOPPAYIKWY ETTEICO0IWV O€ EVAAIKESG Kal TTAIOIA UE aioppo@IAia A Xwpig avaoToAEIG.

210 TAdiolo NG uvavinong ASH, o Dr Michael Callaghan Trapouciaoe dedopéva atd ) peAérn NIS tng
Roche 1ou TipayuaToTroinBnke TrpIv o1 acBeveic AdBouv Beparreia pe Hemlibra® otn peAétn HAVEN.
103 aoBeveig cuppeTeixav aTnv KOdPTn We avaoToAéa Kal 94 aTnv KoOpTn TNG ouadag Xwpig avaaTtoAéa. H



ouada Tou €Aafe avaoToAéa TTapoudiace OuvoAikd 1.596 aipoppayieg, €k Twv omoiwv 1o 58,7%
QVvTINETWTTIOTNKE Kai TO 41,3% O&ev  aQvTiuETWTTIOTNKE. TNV opdda aoBevwv  XwpiG avaoTOAE(G,
TrapoucidoTtnkav 1.456 aipgoppayieg, o1o 86,5% Twv otroiwv xopnyndnke Bepartreia evw oto 13,5% dev
xopnynenke Beparreia.

H armia Twv aigoppayiwy yia TIG OTToieG Xopnynbnke Bepartreia oTIG SUO OPAdEG KTV OXETIKG OUOIOUOP®a
OlaUOIPOCUEVN PETAEU QUTOUATWY KOl TPOUMOTIKWY aipoppayiwy. Agv eAq@Bnoav utroywn aioppayieg Trou
OPEINOVTaV O€ XEIPOUPYIKEG ETTEURACEIS Kal dladikaoieg. QoTO00, Ol AITiEG TWV AIHOPPAYIWV YIA TIG OTTOIEG deV
Xopnynenke Bepartreia avijkouv o€ dIAPOPETIKO TTAaioI0. O1 autéuaTeg alpoppayieg avTtioTolouv aTa dUo TpiTa
TWV AIMIWV o€ aoBeveig Ue avaoToAEiG , aAA HOvVo GTo £va TPITO yia AoBEVEIG XWPIG AVOOTOAEIS. Z€ TPAUMATIKEG
aITieG 0PEIAOVTaV TTEPITTOU TO £va TPITO TWV QINOPPAYILV OE AOBEVEIG PE OVAOTOAEIG TTapdyovTa Kal Ta dUo Tpita
og aoBeveig xwpic avacToAéa. Autd onpuaivel 6Tl oI JEANOVTIKEG PEAETEG Ba TTPETTEI va avA@EPOUV TOOO TIG
QIMOPPAYIES YIa TIG OTTOIEG XopnyRBnke BeparTeia GO0 Kal EKEIVEG yIa TIG OTTOIEG BEV XOPNYrONKe BepaTreia Kal
eTTionG PTToPEl Va W@eAEi N digpelivnon Tng diadikaciag Awng atro@doswv 600V agopd TNV AVTIMETWTTION TwV
QIMOPPAYILV  WOTE va Yyivel KaTavonTd TIolEG algoppayieg Oev  QVTIMETWTTI(OVTAl Kal TTOlog  €ival O
MAKPOTTPOBECHOG QVTIKTUTTIOG OTNV TTEPITITWOT QUTT).

Tnv 1n ®eBpouapiou 2019, n Eupwrraiki Etrmpot) appdkwy yia AvBpwnvn Xprion (CHMP) Tou EupwrdikoU
Opyaviopou ®apudkwy (EMA) avakoivwaoe BeTKr yvwpodotnon yia 1o Hemlibra® wg mpog@UAagn pouTivag
yla aigoppayikd €1meicddia o€ eVAAIKEG Kal TTaIdIG e gofapr] algoppo@iAia A (GUYYEVAG AVETTAPKEIQ
mapdyovta VI, FVII<1%) xwpig avaoToAcig Trapayovta VIII.

! KAIVIKA HeAETN yia TNV agloAdynan TnG Xpriong Beparreiag Trpo@UuAagng e Emicizumab évavti Tng un xpriong
TIPOQUACKTIKAG BeparTeiag oe aaBevei pe aioppo@IAia A Xwpig avaoToAEig
SHHAVEN 3).

MeAETN yia TNV a&loAdynon Tng ATToTeAETUATIKOTNTOG, ATPAAEIRG, POPUAKOKIVNTIKWY Kal DapUAKOSUVOIKWY
ISI0TATWV TNG Emicizumab xopnyoupevng ava 4 eBdouddeg o€
aoBeveic pe aipoppo@idia A (HAVEN 4)

Fitusiran

Evnpépwon yia m fitusiran

2710 TAdiolo TG ouvavinong ASH 2018 n Sanofi TTapouaiaoe etiong evnuépwon oxeTika pe Tn fitusiran. Tov
emréuPpio Tou 2017, n PeAETN ETTEKTAONG AVOIKTAG EMOApavong gdong Il avaoTdABnke TTpoowpIva WOTE
va dlepeuvnBei Bavatneopo TrePIoTATIKO BpOpBwong AERWOOUG KOATTOU Tou eyke@aAou. Metd atrd autr| TNV
£peuva, n doooloyia pe fitusiran ouvexiotnke Tov AgkéuPpio Tou 2017 e TPOTTOTTOINCEIG TOU TTPWTOKOAAOU YIa
QVTIUETWTTION TNG aIoppayiag Kai TTapakoAoubnon Tng ac@aAeiag. Mpiv Tnv avacToAd Twv déoewv, 28 acbeveig
ouvéxioav Beparreia yia €wg 20 Prveg OTn PEAETN ETTEKTAONG AVOIKTHG €TTIoTjuavong edong Il. Ao Tov lodvio Tou
2018, n dpaoTtnpidTnTa avTi-Bpoupivng (AT) oe aoBeveig TTou eixav Trponyoupévws AdBel fitusiran aurBnke karé
™ OidpKeIa Tou SIOOTAPATOG avaoToAg. To didueao TTooooTd NG AT augibnke og > 60% petd amd Trepiodo
mévie unvwv. Kard mn otadiok avakauywn Twv emmmédwv AT pe Tn mépodo Tou Xpovou, N TTPOKATOPKTIKY
avdAuon £6eige augnon Tou diduecou ouvoAikou ABR attd 1,43/étog Tpiv T diakottA TG doooloyiag oe 6,07/
€106 KaTd TN didpkeia TN dlakoTTAG docoAoyiag. Or pehéteg @aong lIl (ATLAS) yia dropa e aipoppo@iiia A kai B,
ME N Xwpig avaoTtoAeig, Bpiokovtal oe €EENEN. O peAéteg ATLAS-INH (NCTO03417102) kai ATLAS-A/B
(NCT03417245) agpopouv acBeveic TTou Aaudvouv aywynA Kat™ atraitnon (on-demand patients) kai n JEAETN
ATLAS-PPX (NCT03549871) agopd acBeveic o€ TTpOQUAAL.

Evnuépwon oxeTikd pe 1o avriowpa anti-TFPI BAY1093884
H Bayer Tipoxwpnoe o€ peAéTn @dong Il pe o avriowpa anti-TFPI BAY1093884.



Fovidiakn Osparreia

Evnuépwon oxeTikd pE TiIG KAIVIKEG MEAETEG YOVIBIOKNG BeparTeiag yia Tov Trapdyovta VIl pe valoctocogene
roxaparvovec ( BMN 270). H yovidiakr) Beparreia valoctocogene roxaparvovec mg Biomarin, TTponyoupévwg yvwoTr
ws BMN 270, xpnoiuoTroigital o€ TE00EPIG KAVIKEG EAETES TTOU DIEGyovTan yia TNy aioppo@iia A. To TTpOYPAKA TNG
@dong Il (GENEr8-1 kot GENET8-2) £xel TeBei o€ epappoyn yia Ty a&ioAdynon Twv OUO0 ETTEOWY SOTEWV.

H peAétn GENEr8-1 trepidapfavel TAéov 130 aoBevei evid O EyYPOPEG CUPMETEXOVTWYV QVOPEVETAl va
oAokAnpwBouv 1o deuTepo TpiuNvo Tou 2019. H gyypaer] yivetral BAoel EAA@PWS auoTNPWY KPITNPIWV YIa TIG
peAéteg GENES8, wote va Ttaipidfouv e Ta KpImpia eyypaens TG MEAETNG @dong Il. H peAétn dev Ba
mepIAapBaver aoBeveig pe HIV 1) Ama nmmamikr véco. Autr n aAAayr TTPoEKUYE a@oU £vag aoBevAG ENPAVICE
uWnAOTEPEG TINEG oTnv dokipaaia nraTikiAg Asmoupyiag (LFT) Adyw aAlAnAettidpaong pe efavirenz trou
TrepIAapBaveTal oTnV QappakeuTikn aywyr) yia HIV kai n otroia ptropei va TTpOKaAEOEl TOGIKOTNTA OTO CUKWTI.
Metd a1 TPOTTOTToINCN TG APHOKEUTIKAG AYWYNG, O UWNAEG TIHEG GTN NTTATIKF OOKIPAGIO AVTIUETWTTIOTNKAV.
270 TTAQiOI0 TNG MEAETNG, OI UWNAEG TIREG LFT avTipeTwiCovral kaTd TTERITITWOon e OTEPOEIDN Kol Ogv UTTHPEE
Kayia évragn ) TTpoodrkn TTPoPUAAENG PE OTEPOEIDA OTO TIPWTOKOAAO WG ATTOTEAEOUA auTOU. H TTPOQUACKTIKN
aywyr| JE oTEPOEIDN XPNOIMOTTOINBNKE oTn PEAETN @AoNG I/ 1l kai TO GPENSS TNG Bev ATAV COPEG.

ETri Tou TTapévTog, Jia pehétn @dong I/ 1l agiohoyei Tnv acpdAsia Tng Beparreiag e valoctocogene roxaparvovec o€
aoBeveig pe TIPOUTTEPYOUCA avooia OoTov adevo-eEaPTOUEVO 16 (AAV) 5. H peAém Eekivnoe Tov Mdio Tou 2018.

EmmimmA£ov, uttdipxouv BUO v €EENICEI UN TTAPEUPBOTIKESG TIAYKOOUIEG MEAETEG, I IO TN MEAETN OPOETTITTOAQGOU OTTd
AAV og aoBeveig pe cofapr] aioppo@iia A Kai piot GAAN HEAETN TTOU va TTPOodIoPiCEl Ta XOPOKTNPIOTIKA £vapeng
™G aigoppo@hiog A. AuTtéG oI KoOPTeG Ba gival ETTIAEGIUES YO PETAYEVEDTEPN eyypapr o€ peAéETeg GENEr8-1 kai
GENEr8-2.

Me Bdon 10 TIPdoPaTo Zxédio Odnyiwv Tou FDA yia Tnv AvBpwmvn lNovidiaky O¢spartreia o€ aoBeveig pe
Algoppo@iAia, n BioMarin avauével ot Ta dedopéva Tou Ba eival diaBéoipa o 2019 Ba emTpéWouv TNV
uTToBOAr] aitnong yia ddeia KukAoopiag péow etreiyoucag dladikaciag £ykpiong Katd 1o deUTEPO UICO TOU
2019.

Ta gToikeia TTou TTapouaIGoTnKav oTo 2uvEdpIo TNG MNaykdouiag OuooTrovdiag yia Tnv Alnoppo@iAia oTn Maokopn
OXETKG e TN peAé GENEr8-1, £deigav diapKr) Kal OUCIOOTIKY WEIWGCT TwV QIIOPPAYILOV TTOU OTTAITOUV £YXUCEIG
Trapdayovta VIl ye 97% peiwan Tou P€cou Tro10u TTooooToU aigoppayiwy (ABR), Xwpig QUTOPOTEG QIIOPPAYIES KOl
TANPN €CAAEIYPN TWV QIJOPPAYIWY TWV aPBPUCEWV-0TOX0U KaTd To OeUTePO €10 Beparteiag. H troidtnra dwrig,
omwg agloAoyeital Bdoel Tou epwnuaToloyiou Haemo-QoL-A, TTapouciaoav BeATiwon o€ GAOUG TOUG TOUEIG. ZTIG
104 €Bdoudadeg perd v éyxuon, n péon dpacmpidtnra Trapdyovra VI otn peAém GENEr8-1 eival eviog
QUOCIOAOYIKOU £UPOUG OTO 59% TwV CUPHETEXOVTWY KOl N SIGUEDT TIWN €ival OXeBOV UOIOAOYIKI| OTO 46%.

H peAétn GENEr8-2 €deie €mmiong onuavTIKA PEIWON wg TTPOG Ta TTEPICTATIKA QUOPPAYIWY TTOU OTTAITOUV
eyxuoeig rapayovra VI pe 92% peiwon Tou ABR.

21nv peAétn GENEr8-1, Ta péoa emimeda dpaoctnpidtnrag mrapdyovrta VIl ammd v eBdopdda 20 éwg v 104
TTOPEPEIVAV OTOBEPA EVTOG 1] KOVIA OTO QUOIOAOYIKO €UPOG KOl KAVEVAG €K TWV CUMUETEXOVTWY OtV BPEBnKe
TIAVW aTTO TO AVWTEPO PUATIOAOYIKO OpIo KaTa TNV £ROouada 104, EKPPACHEVO WG TTOCOOTO OPACTNPIGTNTAG TNG
PUOIOAOYIKIAG dPaCTNEIOTNTOG TTAPAYOVTA GTO dijd.

21 52 eBdopadeS PeTd TNV £yxuon, Ta eTTimeda TNG péong kai diapeong dpacTnpIdTnTag Trapayovrta VI Tng
peAETNG GENEr8-2 gival 32%.

Evnpépwon oxeTikd pe KAIVIKA peAET yoviBiakng Beparreiag Trapdyovta VI ue SPK-8011

Tov loUAio 2018, Ta TrpoKaTaPKTIKG dedopéva g @dong I/ 1l yia 1o epeuvniké okevaoua SPK-8011 yia
aipoppo@iAia A ard v Spark £5ei€av yeiwan katd 97% Tou ABR kai pgiwon katd 97% Tou £11)010U TTOGOoTOU
£yxuong (AIR) ae 6Aoug Toug aoBeveiG TNG JEAETNG.

Apxikd oToixeia yia oTabepr) EkQpacn, Xwpig TITwaon o€ emimeda plateau mapdyovta VIII rapatnpribnke o€
0U0 ouppeTéxovTeg oTnv Koopth 5x10vg/kg " o1 ooiol TTapakoAouBouvTav yia TTEPICOOTEPO ATTO €va £TOG.
Mia ammokpion d6ong Traparnpridnke pe Tnv ékepacn Trapdyovta VIl amd 16-49%, pe péoo 6po 30% peTd TIg
12 eBdopddeg PeTd TNV £yXUON POopEa O€ TTEVTE ATTO TOUG CUMUETEXOVTEG OTNV KOopTng 2x10 vglkg 2 s10



oedopéva TTou Trapouaialovtal otn Xuvavtnon ASH tov AekéuBpio 2018, Trapatnprienke 94% peiwon Twv
aigoppayiwy Kal 95% peiwon Twv eyxUoewy. ETITA GUPPETEXOVTEG XPEIdOTNKaY Beparreia pe oTepoeIdn yia
Tpavoopvitida (un @uoloAoyikd NTraTikd évqupa), kar U0 €€ auTwv €xacav TO PEYOAUTEPO WEPOG TNG
ékppaong mapayovra VI, evw T1a emimeda evog aocBevolg peiwdbnkav ammd 29% o€ 5%. Agv
TrapoucidoTnkav Ta emmireda mrapayovra VI oto olvoho Twv 12 acBevwiv. AvapépBnke éva cofapd
QVETTIOUUNTO CUMRAV auénuévwy NTTATIKWY TPAVOAUIVOOWY TTou €TMAUONKE PE peiwan NG evOOPAEPIag
XOPrynong Kal Twv aTTd TOU OTOUATOG KOPTIKOOTEPOEIBWYV. Oa ekIviioouv PeAETEG pdaong lIl, aAAG avapéveTal
6T Ba xpnolyoTroiNBei TTPOPUAAKTIKY) aywyr UE OTEPOEISr TTPOKEINEVOU va MEiwBEe 1 va eCaAeipete n
mOavoTNTA EKOSAAWGNG TPAVOOMIVITIOAG.

Evnpépwon yia T KAIVIKE peAET yovidiakig Oeparreiag GO-8 FVIII
Kard tn didpkeia g Zuvavinong ASH Tou 2018, o Ap Chowdary rapougiage dedopéva yia Tn KAIVIKA JEAETN
yovidiakng Beparreiag UCL GO-8 (NCT03001830) .

e auth TN UEAETN, TEooepIig aoBeveig éxouv AdPel Bepatreia péxpl ofuepa, pe duo acBeveig otnv
opada didueang d6ong va emTuyxavouv emmiteda 34% kal 63%. Tpeig amd Toug TECOEPIG aoBeveig
avéTrtuav  Tpavoauivitida, TIoU  AVTOTIOKPIONKE OTn  Bepatreia  Ye  OTEPOEION. 2ZTn  MEAETN
Xpnoigotrointnke Tpotrotroinuévog tapayovtag VIl oxedlaopévog yia ékppacn ot o€ uywnAoTtepa
emimeda oTa KUTTOPA TOU ATTIATOG, META TNV xopnynon e AAV. QoTtdo0, n TTPOQUAAKTIKY aywyn HE
oTEPOEIDN, OEV ATTETPEWE TNV EUPAVION TPAVOAWIVITIOAG.

Evnuépworn oxemikd pe T JeAém ALTA

Tov OkTwBpio Tou 2018, n peAétn Alta eaong I/ Il Tng Sangamo yia Tnv agiloAdynon tou SB-525 atnv
aigoppo@iAia A

avaBewpnoe ouykevTpwuéva dedopéva ao@AAEIOG Kal aTTOTEAECUATIKOTNTAG aTTd £€1 a0Beveig TTOU ATAV
EYYEYPAUUEVOI OE TPEIG KOOPTEG HOONG.

210 TAaicio TnG alohdynong, To SB-525 Tmapouciace O0C0ELOPTWHEVN OTTOTEAEGUATIKOTNTA OTA
EMITTEdA TTAPAYOVTA GTOV 0PSO KAl ATAV YEVIKA KOAG QVEKTO, XwpPig coBapd avemBuunta cuufdavra Tou
oxeTiCovtal e T BepaTreia Kal Xwpig Xprion atré Tou OTOUATOG OTEPOEIdWV.

Mia ave€dptnTn €mMTPOTTA TTApaKoAoUBNONG TNG AoPAAEIOG TTOU TTapakoAoUuBnoe Tn UEAETN TTPATEIVE N
MEAETN va ouvexIoTel e KAIHAKwaon o€ eTTITAéov dOan.

MeAétn Get8 og §€Aign
H peAétn Get8 tng Bayer, Bpioketal o€ e¢ENIEN, pe oupueToxr SU0 aoBevwv ol otroiol Aaufdvouv Beparreia wg
onfuepa.

Mpo-kAvikég £&ehiCelg yio To AMT-180 yia yovidiokr) Bepartreio o€ cupoppo@ihion A pe Kal Xwpig avoaoToAeigH
UniQure avakoivwae Tnv Tpo-kKAIvIkr) avamtuén tou AMT-180, pia yovidiakr) Bepartreia yia Tnv
aigoppo@idia A n otoia Ba ocuptrepIAdBEl aoBeveic PE TTPONYOUMEVOUG KOl UTTAPXOVTEG
aVAOTOAEIG.

To yovidio gival aTnv TTPAYUATIKOTNTA £Va TPOTTOTTOINEVO YoVidIo TTapdyovTa IX, Kai £xel OxedIOoTE yia va
Trapakdauyel v avaykn yia rapdayovta VI, Qg ek Toutou, G autd To OTAdIO OKOTTOC £ival va UEAETNBOUV ol
a0Bevei ue aioppo@IAia A, PE Kal XWPIG AVOOTOAEIG.
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ENHMEPQZH ZXETIKA ME NEEZ ©OEPAMEIEZ A THN AIMOPPO®IAIA B

Moparerapévog Xpovog nuioeiag {wiig (EHL)

Evnuépuon OXETIKA JE KAIVIKEG IEAETEG Kal TTPAYUATIKG SEQOMEVA OXETIKA JE TNV peTdRaon aoBevwy armd SHL oe EHL
Tropdyovta XI. Mia koivr] TrepiAnyn peAeTwv Trou die§nxBnoav ot kévipa evnAikwyv (Guy and Thomas’s, NHS)
Kal Traudlarpikd kévrpa (Evelina, Aovdivo) oto Hvwpévo Baoikeio (HB) avagépel v eutreipio aoBevwov TTou
peréBnoav amrd Trpoidvta SHL oe trpoidvta EHL. Oktw aoBeveig pe aipoppo@inia B petéBnoav oe EHL (révte oTo
Alprolix®, Tpeig oTo Idevion®) e 1 xprion TmapdyovTa va deixvel Yeion Twv Jovadwy o€ GAOUG TouG aoBeveiG, e
évdeiEn oudetepdTnTag i €€oikovopnong kéoTtoug. H eAdxiot ouykévipwon Kupdvenke ard 2.3-9.2% ota Traidik Kol
9.3-10.3% oTtoug evriAikeG. MpokUTTTEl IBIOITEPO OPENOG O OOBEVEIG e TTEPIOPIOUEVN PAEPIKY TTPOOTTEADON GO0V
a@opd oTnv eTTiTeUEn ETTOPKOUG CUYKEVTPWONG TTAPd TN JEILWON TOoU apIBOU TWV EVETEWV.

Mia ékBean * kavel avagopd oe TrepiTrTwon oty IpAavdia érmou TTpayuaToTToiNBnNKe padikr petdBoon o EHL
Beparreia uTTOKATACTOONG PE AvaoUVOUAopévo Trapdyovta IX. H Beparteia TrpayuaToTroirionke utté Tov Ap Lavin
oT0 VOoooKopegio St James kai 28 eviAikeg pe didpeon nAikia 43,6 xpovia ouppeteixav otn petdpaon. Eikool-60o €€
auUTWV AdupBavav TTPOoNyoudévVWwG TTPOQUAGEN evwy WETa v ueTdBaon, OAol of acBeveig éAafav oxruaTa
TTPOQUAaENG. H péan déon Trpo@uAagng peiwdnke amrd 77.2 1U/kgl/wk og 55.11UKkg/wk. H eAGyIoTn cuykévTpwaon
mrapdyovta IX augAdnke (ammé 0,05 IU/ml oe 0.08 IU/mI) mapd uia yeiwon otn uéon xprion trapdyovta IX.
EmmrAéov, 26 aoBeveig Trapouciacav BeATiwan oTig apBpuwiaEelg TOUG Kal aKOUN PeYOAUTEPN BeATiwan aTn BAdion.

21N Zkwria, To_amoreAéopara Arav Trapduoia pe 11 evAMKeEG Kai Téooepa TTaidid Pe aupgoppo@idia B va
petaBaivouv oe  gupTrukvwpaTa Trapdyovta EHL (13 Idelvion® kai 2 Alprolix®). ZuvoAik@, oI eAGXIOTES
ouykevipwoelg IX Arav petall 0,05-0.13 [U/ml. OAol ekTdg ammd évav acbevr eu@avioav AyOTEPEG NUEPES
Beparreiag avd £T0G yia GUUTTUKVWUGOTA TTapdyovia EHL. H cwuarikr avarmnpia Karéotnoe un QKT TNV
TTPOQUACKTIKA aywyr] e Trpoidvta SHL yia évav acBevr).

2¢ pia TTpwTn avéAuon TnG ohokAnpwpévng peAETNg B-YOND, o eviAikes kail épnBoug acBeveig petd atmd pia
€Rdouadiaia TTIPOQUAAKTIKAG aywyng We rFIXFc (Alprolix®), kataypdenke péco ABR apBpwogwy Kal QUTOUOTWY
aioppayiwv apBpwoewy ico ye 0,67 kai 0,38, avrioToixa. To péogo ABR autéuaTwy aIpoppayiwy apBpuoewy
oe TradioTpikoug aoBeveig ATav 0.00. EmmAéov, To 85% Twv evnAikwv kal 10 93% Twv TTaIdIATPIKWY aoBevWDV EiTe
emuAKUvav &ite Oev Trapatrpnoav aAAayr] oTa dlaoTruaTa PETAEU wv dO0ewv KOTd Tn OIAPKEI TNG MEAETNG
ETTEKTOONG, UE SIOOTAUOTA £WG KAl 14 NUEPES.

Evnuépwon oxenkd pe Y/A xoprjynon tropdyovta X

270 2uvédpio g Aibvoug Etaipeiag yia Tnv ©pduBwon kai v Aipéotaon (ISTH) yia 1o 2018, TrapoucidoTnkav
Oedopéva oxeTIka e To dalcinonacog alfa (DalcA) trou avarrriooel n Catalyst Biosciences kai &eixvel 6m pia
utTodOpIa éveon (SQ) e PBeAtiwpévo Trapayovta IX Kal 22 @opég peyoAUTepn dpaoTIKOTNTA, augnoe Ta eTTimeda
Trapdayovta IX oty Trepioxr) upnArg ATTag aioppo@iag (> 30%). ZToixeia EdeIEav OTI aVTICWHOTA EE0UBETEPWONG,
éva TTapodIKO, og dUo EadEPPIa, dev aAANAcavTIOPOUV oUTE AVOOTEAAOUV TOV QUOIKO TTapdyovTa IX.

Mia peAéTn @dong lib pe uroddpIa xopriynon 28 nuepwv o€ £€1 aobeveic BpioKeTal £TTi TOU TTAPOVTOG GTO GTAIO
™G eyypaprig acBevwv. Tov Aekéuppio Tou 2018, n Catalyst avakoivwoe Ta aTTOTEAECUATA MIOG EKTETAUEVNG
€PEUVOG EKTINONG KIVOUVOU avoooyovikOTnTag Tou DalcA n otroia atmokGAUWe éva TTOPOUOIO  XOPNARG
QVOOOYOVIKOTNTAG SUVAIKO € GUYKpPIoN e To BeneFIX® kal GAAoUG eutropikda diaBéaipoug Trapdyovteg IX og

(UOIKN HOPPN.

® Mepinyn M-P-083 (354)
* NepiAnyn M-P-035 (513)
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O¢gpartreieg dveu utrokardoTaong (Non-replacement therapies)

Fitusiran

Avarpégre atnv evommnra «Fitusiran» otnv Aoppo@ihia A - NRT
Movidiakn Bsparreia

Evnuépworn oxemikd pe peAéteg yovidiokrg Osparreiog HOPE B Mapdyovra IX

Tov louvio Tou 2018, n UniQure evéypawe Tov TipwTo acBevry otn @don lll HOPE-B Tng TAOTIKAG YEAETNG
AMT-061, uia uttd épeuva yovidiakr Bepartreia AAVS TTou evowuatwvel Ty TTapaAAayry Padua mrapdayovta IX
TTapaAAayr] yia T BepartTeio aoBevov pe coRapn Kal JETPIWG cofapr| aipoppo®iAia B.

Mepittou 50 acBeveic Ba eyypagoluv omv peAétn HOPE-B. O acBeveic Ba eAéyxovial yia TTapousia
TIPOUTTAPXOVTWV £EOUBETEPWTIKWY AVTIOWHATWY AAVS, aAd dev attokAgiovial atrd Tn UEAETN e Baon Toug
TiTAOUG Toug. Tautdxpova ME TNV @ACN €1I00YWYNG TNG TAOTIKAG peAéTng HOPE-B, n uniQure
TTPAyUATOTIOIEl £TTIONG MIa oUvVTOUN PEAETN @dong lIB emBeBaiwong déoswv Tou AMT-061 o€ aoBeveig
ME aiyoppo@iAia B. E1n peAétn @dong lIB Tou AMT-061, Tpeig aoBeveic pe coBapn aigoppo@idia B
ENaBav pia pévn evoo@AEBia £yxuon AMT-061 o€ 2x1013 ve/kg.

"E€) B00uAdEG PETA TN XOPHyNoN, N MEoN dpacTnpIoTnTa Tou TTapdyovTa IX yia Toug Tpeig aoBeveic ATav 31%
TOoU @uaioAoyikoU. O TTpWTOG aoBevrig aTrékTnoE OpacTnEIdTNTa Tou Trapdyovia IX katd 37% Tou
QPUOIOAOYIKOU OTIG OEKa €BOOUAdESG, O BeUTEPOG AOBEVAG aTTEKTNOE dPACTNPIOTNTA Tou TTapdyovta IX kaTd
23% TOU QuUOIOAOYIKOU OTIG OKTW EROONABES, KAl O TPITOG aaBevr|g TTETUXE OpaaTnEIOTNTA TTapdyovTa IX kartd
30% Tou @uaiohoyikoU oTIG £€1 €BOouAdeG TNG Xopnynong. Kavévag atmd Toug aobeveic dev TTapouciace
ONUOVTIKN aTTWAEIa dpacTnEIGTNTAG TTapdyovTta IX A aipoppayiké cuuBdv Kal Kaveig Oev XpeIdoTnke BepaTreia
uttokatdoTtaong Tapdyovia IX. Mévo évag aoBeviAg TTapousiace ATIC, GCUPTITWHATIKY auénon Twv
ETTITTEDWV NTTOTIKWY EVEUPWY, aAAG OTTOKATAOTABNKE Aueca Xwpig Beparreia.

Evnuépworn oxeTika pe peAET yovidiokrg Beparreiag fidanacogene elaparvovec (SPK-9001) rapdyovra IX

>mg 7 Maiou 2018 n Spark kai n erdipoc ¢, Pfizer Tapouaiacav atoixeia ammd 15 aoBeveic otnv @don /Il Tng
MEAETNG yovidiokng Bepatreiag. Ta emieda mapdyovra IX avagépbnkav o€ 13 CUUUETEXOVTEG, Ol OTTOIOI
£€pBacav o oTabepd emmieda TTapdyovra IX peyaAitepa amd 12% perd atmd 12 eBdouddeg Bepatreiag. Kai
oToug 15 guppeTéxovTeg 15, TO €T10I0 TTOGOCTO QIUOPPAYIWY HEIWONKE KATd 98% Kal TO €TACIO TTOCOOTO
eyxuoewv Peiwdnke Katd 99%.

Evnuépwon yia v peAém yovidiokrig Beparreiag rapdyovra IX pe scAAV2/8-LP1-hFiXco

21 ouvavinon ASH 2018, o Dr Reiss Tropouciace Tnv TeAeuTdia evnuepwEVn €kdoon TN MEAETNG Tou Ka©.
Nathwani (Royal Free/ St Jude) New England Journal of Medicine (NEJM) yia 1n yovidiakn Osparreia otnv
Aluoppogidia B, ue tnv ékppaon mapdyovra IX va mapauéver otabspny kara 1 SidpKeIa NG mePIodou
mapakoAoubnong éwg 8,6 ém). Ta uéoa smimeda mapdyovra IX oTIC KOOPTES XauNANGg, péong Kar uwnAng
&oong nrav 1.9, 2.3 kai 5,1%, avrioToixa.

Evnuépwon yia mv peAém yovidiokrig Bsparreiag FLT180a rapdyovra IX

O Ko8. Nathwani Trapouciaoe ta dedopéva Tng véag PEAETNG yovidlaknig Beparreiag Freeline FLT180a otn
ouvavinon ASH 2018. Ato aoBeveig TTou uTToBArBnkav oe Beparreia otV KoopTt XaunAdTEPNS ddoNng
mETuxav eTimeda 42 kal 49% ywpig ekdriAwon Tpavoauvitidag. QoTdoo, ol aoBeveig EAaBav TTPOQUAAKTIKN
aywyn ME OTEPOEION).

Evnpuépwon yia m peAém emregepyaoiag yovidkwparog SB-FIX
H Sangamo Therapeutics avrjyyeiAe Tn Beparreia Tou TTpWTOU aoBevh 0N KAIVIKA PEAETN @Aong I/ Il KAIVIKA KoTd T
otroia aglohoyiBnke n SB-FIX, pia utté épeuva Beparreia emmetepyaciag YovIBILKATOG in Vivo yio aoBeveig pe
QIHOPPOPIAIa 3. Z& avTiBean pe TIG AAAeG yovidiakéG Bepatreieg AAV, n SB-FIX éxel oxediooTel e OTOXO TNV OPIOTIKA
Ka he akpiBeia evowpudTwaon Tou yovidiou Trapdyovta X ato DNA.

12



ENHMEPQZH I'A NEEZ OEPANMEIEX ME ANAZTOAEIZ

MapateTapévog Xpovog nuiceiag {wng (EHL)

Evnuépwon yia 1o MarzAA
H Catalyst Bio Trapouaiooe dedopéva oxeTIKA Pe TNV JEAETN yia To Marzeptacog alfa (evepyotroinuévo) (MarzAA).

2€ kKabnuepivr] uttodopia xoprynon mrapdyovrta Vila, evvéa aoBeveig £xouv eyypagei pe didueco ABR 16,25.
H d&idueon BiodiabeoipdtnTta otnv uttodopia xopAynon Atav 22% kai o xpdvog nuiosiag {wng otnv
uttodopia xopriynon frav 13.1 wpeg o€ ouykpion Pe 3,9 wpeg atnv evOOPALBIa €yxuon. ZnUeBnke Eva
MOoIpaio alpoppayIkd EYKEPAAIKO £TTEICOBI0, TTOU BewprBNKE OTI BV OXETICETAI IE TO PAPHAKO TTOU XOPNYEITal
oTn MeAETN. O aobevr|g gixe utTépTaon yia Tnv otroia dev Adupave Bepartreia.

Teppamionog g KAIVIKAG dokipig yia rFViia-FP
Mia kAivikry dokiur) Tng CSL Behring yia 1o rFVlla-FP tepuariomke.

O¢parreieg dveu utrokardoTaong (Non-replacement therapies)

Fitusiran
MapakahoUue avarpé€te atnv evotnta «Fitusirany yia aiyoppo@dia A yia Aetrropépeleg. H pdvn Tpotrottoinon
eival 611 N ueAén edong Il yia droua pe aipoppo@idia A kai B pe avaoToAeig eivar n ATLAS-INH (NCT03417102).

Hemlibra® (emicizumab)

Evnuépwon yia m peAém HAVEN 2
>1a evnuepwpéva amroteAéopara Tng YeAétng HAVEN 2 (Roche) TTou Trapouacidotnkav otn ouvdvrtnon ASH 2018,

T0 77% Twv TTaIdIWV PE avaoToAeig Trou EAaBav Beparreia pia opd Ty efdoudda (n = 65) TTapouaiaocav PNdeviKa
ETTEI0O0IA AIIOPPAYIWV YA TIG OTTOIEG XopNnynonke Bepartreia. H Bepartreia pia gopd tnv efdopdda £6¢eiEe yeiwon
99% o€ aIpoppayies yia TIG OTToIEG XopnyrBnke Bepatreia e oUYKPION UE TTPONYOUNEVN BepTTEIa UE TTOPAYOVTEG
Trapdkapyng (BPAs) wg Tipo@uAagn (n = 15) ) kat” arraitnon (n = 3) o oUykpion PETAU aoBevwv.

Ta véa dedopéva deixvouv ettiang 611 10 90% Twv TTaIdILV PE avaoToAEiG TTou Aaudvouv T Bepartreia kABe
OUo £RdoPGEdES (N = 10) kan To 60% Twv TTaAIdILV TTou AapBdavouv BepaTreia kGO TEooepig EROoPAEdES (n = 10)
gUQaviCouv UNBEVIKG TTOCOCTA QIOPPAYILV YIa TIG OTTOIEG XopnyEiTal BepaTreia, yeyovog TTou aTTodEIKVUEl TOV
KAIVIKG onpavTikd EAeyX0 TNG aloppayiag kal ota dU0 XPovodiaypauuaTa OOCEWV.

Fovidiakn Osparreia

Zekivd véa KAIVIKR SOKIJN yia Tr YovISIOKR Ogpartreia o€ dropa pE aigoppo@iAia A Kol avaoTOAEIG

H Spark éxel AaBer éykpion ard Tov FDA yia 1o SPK-8016 (NCT03734588), Uia véa, ECWTEPIKA AVOTITUGOONEVN
yovidiakr| Beparreia AAV TTou GToXEUEl OTn BepaTTeia Twv AcBevwV e aIJopPOPIAia A KOl OvACTOAEIG HECW TNG
yovidlaknG Beparreiag. Aedopéva dlabBéoiya attd PeAéTeG o (wa deixvouv OTI N yovidlakr) Bepartreia UtTopei va
TIPOKOAETEI AVOOOAOYIKK) OVOXT) OE QOBEVEIG UE AVOOTOAEIG.

Mpo-kAIviKéG e€eAigeig yia To AMT-180 o yovidiokr) Bgparreio o€ cuoppo@IAia A pE Kal XWwpig avaoTOAEig
Aeite TV evéTnTa YIa T Yovidiakr BepaTreia oTnv alpoppo@iAia A.
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ZXOAIAZMOZ I'lA THN T'ONIAIAKH OEPAIMEIA

Me tn yovidiakr) Beparreia yia TNV algoppo@iAia EToiun va TeBeEi ae KAIVIKY) €Qapuoyh Kai TIG KAIVIKEG UEAETEG va
avagépouv autnoeig g dpaotnpiotnTag Tou Trapdyovra VI i IX og oxedov QUOIOAOYIKA ETTITTEDQ, MEIWUEVN
OUXVOTNTA QIJOPPAYILY, KOl JElwpéVN avaykn yia Beparreieg uttokardoTaong Trapdyovta VIR IX pe éva BeTiko Ka
YEVIKG QIOKEIITIUO TTPOPIA aC@AAEING Twv Popéwv AAYV, oI a0BEVEIG TWPA UTTOPOUV VO OKEPTOUV TO EAAOV WETA TN
yovidiakr| Beparreia. Mrmopei éva drouo va Bewprioer 0T 1 alpopPoPAia £xel «BspaTTeUTEY; ANUIOUPYEITaI N avayKn
SlaxeipIong Twv TTPOCBOKIWY, 18ig 6oov agopd Ta eTTITTEdA dpacTNPIOTNTAG KAl TOV KivOuvo alyoppayiag
Katd Tnv TTepiodo YeTa Tn Bepatreia. Mapd To yeyovog 611 ol acBeveig diaBETouv TTAEOV MTTIO PAIVOTUTTO,
Ta GTOua AUTA TTBAvVWS va dIaTNPACOUV TO XAPAKTNPIOTIKO TOU AUENUEVOU aluoppayikou KIivoUvou Kal
NG @Oopdc Twv apBpwaoewv Adyw Tou ICTOPIKOU TOUG PE cofapn aigoppo@iAia Kal iowg va eival
ATTOPAITATN MIa SIAPOPETIKA KAIVIKA AVTIMETWTTION O OXEON UE TO ATOUA PE ATTIA AlJOPPO@IAia. AUTEG
ol gudntnoeig Ba TTpéTTel va AdBouv Xwpa

OTO €yYUG PEAAOV:

*  Nwg pmropei va aAAdgel o KivBuvog aigoppayiag; (1T.x. MTTopeEi akOua va uttdpxel Kivouvog
aigoppayiag 1ISIITEPA PETA ATTO TPAUUATIKEG QIUOPPAYiES)?

+  Emagég yia oulritnon mlavwv BETIKWYV Kal aTTaITNTIKWY CUVAITONUATIKWY {NTUATWY TTOU
TTPOKUTITOUV OTTO aAAaYEG OTOV UV BN TPOTTO dlaXEipIoNG TNG AIJOPPOPIAIOG.

o Tuxdv TTPOANTITIKEG ATTAITACEIS YIa atTo@uyr) KABETNG 1) TTEPIBAANOVTIKAG HETABOONG (TT.X. XPron
KATAAANANG avTiIcUAANWNG KaTAAANAa katd Tn SIdpKeIa ThG OEEOUANIKNAG ETTAPAG PEXPIG OTOU O
POPEAG va £XEI EKKABAPIOTEN).

ENHMEPQZH I'A NEEZ ©OEPAMEIEZ A Z[NANIEZ AIMOPPATIKEZ AIATAPAXEZ

H Novo Seven® Aapfdvel adeia errékTaong yia v 8popfoacdéveia Glanzmann
H NovoSeven® g Novo Nordisk é\aBe ddeia eTTéTaong yia Ty £vdeien G Xpriong oe aobeveic pe BpopRoacBéveia
Glanzmann pe avToyr O€ PETOYYIOEIG AIOTTETONIWY, JE ] XWPIG QVTIOWUATA OF QIIOTTETONCL.

MeAéreg perd Tv KukAogopia yia Obizur®

To Obizur® (Shire), évag avacuvduaopévog Trapdayovtag VI (xoipeia aAnAouyia ) €éAaBe ddeia otnv Eupwtmn yia
™ Bepatreia APOPPAYIKWY ETTEICOdIWY Ot eVANIKEG PE ETTIKTNTN AIUOPPO@IAIQ, N OTToia TIPOKOAETaI ATTO TNV
auTouaTn avdTTuén avriowudTwy TTou adpavotrololv Tov Trapdyovta VIII. H peAétn Baciotnke apxikd oe 28
eVANIKEG AOBEVEIC.

2€ OUO peAETeG peTd TNV KukAogopia (NCT02610127 kar NCT03199794), Ta dedopéva Ba auykevipwBouv yia
TIEPAITEPWY OTOIXEID OXETIKA PE TN XPrion kail T docoloyia. ETri Tou TTapdvTog, To @apuako dev £xel AdPBel ddeia yia
XPron o€ AToua [E CUYYEVH) QIOPPOYIAIQL.
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lNa 1o EHC:
https://mww.ehc.eu/

MNa Tov ZMNEA:
>Toutrvapn 51, 104 32, Abrva
TnA. - ®ag: 210. 5232667
email: info@hemophiliasociety.gr
www.hemophiliasociety.gr
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IYANOMOZ NPOZTAZIAZ
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