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2KoT1rog Tou MNMakértou NMAnpogopiwv Ac@alegiag

To MNMakéto MAnpogopiwv AcpaAciag (MMA) Tou Myozyme (aAyAukooiddon GA@a)
gival €va eKTTAIOEUTIKO UAIKO TTOU TTAPEXETAI OTOUG 1OTPOUG Ol OTTOIOI CUMMPETEXOUV
OTNV QVTIMETWTTION acBevwyv Pe vooo Tou Pompe 1Tou Aaufdavouv Myozyme. Kupiog
okoTTog Tou [MM1A €ivat:

e H ektmaideuon TTAvw OTOUG YVWOTOUG KIVOUVOUG TTOU OXETICOVTAI PE TN
Bepartreia e Myozyme yia Tnv eAaxIOTOTToiN0N TOUg (evoTnTa A).

e H kaBodriynon twv EY yia Tnv KAIVIKA QVTIJETWTTION QUTWYV TWV KIVOUVWV
(evotnTa B).

e H kaBodiynon Twv EY yia 1n dicgaywyr avoooAoyikoUu eAEyxou, 0 0TToiog Ba
OUMBAAEI OTOV TTEPAITEPW TTPOOCDIOPICHO TOUu TTIBavou pnxaviopou Twv
avTidpacewyv TTou oxeTiCovral pe Tnv €yxuon (AZE) kal Twv avTidpdoewv
uTTEPEUAIOONCIag Kal TN dIEPEUVNON TG AVOOOYOVIKOTNTAG TTOU 0dnyei O€
MEIwpPEVN avTattokpion (evotnta IN).

To TMNA TTapéxel mmiong TANPoYopieg OXETIKA Pe To MNpdypaupa EEeIdIKeUuEvwy
EAéyxwv yia Z1ravieg Noooug Tng Sanofi (RDSTP), yia dwpedv avoooAoyIKO EAEyXO.
EmkoivwvAoTe pe 10 Tunua latpikwy Ymnpeoiwv 1ng Sanofi EU yia TTAnpo@opieg
OXETIKA Pe TNV TIpdoBacn oto RDSTP ¢ Sanofi | yia AAAeC epwTrOEIS TTOU
oxetiCovral pe eAéyxoug yia 1o Myozyme. Avarpéfte ota BAZIKA ZTOIXEIA
EMIKOINQNIAZ trapakdTtw.

Myozyme kai véoog Tou Pompe

H véoog tou Pompe cival pia diatapaxr NS AUCOCWMIKAG €vattoBeong TTou
TTPOKAAEITaI ATTO TNV aveTtdpkela TnG 6¢ivng a-yAukoolddaong (GAA), evog eviuuou
TTOU BI00TTd TO AUCGOOWHMIKO YAuKoyovo TTpog YAUKO(n. H avetrdpkela tng GAA
odnyei 0¢ OUCOWPEUCN TOU YAUKOYOVOU Kal oOTnv €TTakOAoudn prgn Twv
AUCOCWHPATWY, TTPOKAAWVTAG KUTTAPIKA OUOAgIToupyia o€ TTOAAOUG 1I0TOUG TOU
OWHATOG, IBIWG OTIG HUIKEG iVEG.

To Myozyme Trepiéxel TN OPACTIKA oudia avacuvduaouévn avlBpwTrivn 6&ivn AApa
yAukooiddaon (rhGAA). To Myozyme evdeikvutal yia pakpoxpoévia Bepartreia
evCUMIKAG uttokaTdoTaong (OEY) og eviAIKeG Kal TTaIdIOTPIKOUG aoBeveig OAwY Twv
NAIKIWV pe emBepaiwpévn didyvwon NG vooou Tou Pompe. To OUuVIOTWUEVO
0oooAoyIk6 oxrua Tou Myozyme cival 20 mg/kg cwuaTIKOU BAapoug, xopnyouueva
Mia @opd KGBe 2 eBOOUADEG.
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A. Meprypa@n Twv KIvOUvwy TTou oxeTiovral pe To Myozyme

2TOUG avayvVwPIOPEVOUG KIVOUVOUG yia TNV aoc@dAcia TnG Bepartreiag pe Myozyme
(aAyAukooi1daon ahga) TrepiAappBavovtal ol €EAG:
1. Avmidpdoeig TTou oxetiovral ye TNV €yxuon (AZE), ouptrepiAauBavouévwyv
avTIOPACEWY UTTEPEURIOONCIOG Kal AVOQUAGKTIKWY AvTIOPACEWY, HE I XWPIg
avaTTuén avricwpaTtwy IgG kai IgE,

2. AvOOOAOYIKG £TTAYOUEVES AVTIOPAOEIG,

3. AvoooyoviKOTNTa TToU 00nyei 0€ ammwAEIa TG avTATTOKPIoNS (UWnAoi Kai
dlaTnpPouUpevol TiTAOI AvTICWHATWYV IgG 1 Kal EE0UBETEPWTIKA AVTICWHATA).

AvaTpégre oTIg TTapaypdeoug 4.3, 4.4, 4.8 kai 5.1 Tng NXI Tou Myozyme.

A.1. Avridpdoeig 1Tou OXeTiovral PE TNV £yXuon OUHTTEPIAAUBAVONEVWYV
avTIOPACEWV UTTEPEUAIOONOIAG KOl OVOQUAOKTIKWY avTIOpAoewyv, HE R
Xwpig avdarmTuén avricwudtwy IgG kai IgE,

Q¢ AZE opiletar kGBe avemBuuntn evépyela (AE) n otroia gp@avifetal Katd
OIdpKeEIa TNG €yXuong 1 €viog OIOOTANOTOG PEPIKWY  WPWV PETA TNV £yxuon. Ta
oXeTICOUEVA OUUPBAvVTA TTOU euPavifovTal a@ou TTapéABEI N TTEPIOBOG HETA TNV £yXUON
MTTOpOUV va BewpnBolv AZE pe Baon Tnv Kpion Tou ava@épovtog atouou. O akpipng
MNXaviopog Twv AZE dev gival TTApwG KATavontog, woTdCO0 Ol YVWOEIS €XOUV
BeATiwOei pe TNV TTAGPodo Tou Xpovou (1,2). Ztov [livaka 1 tmmapoucialetal évag
KATAAOYOG TWV TTIBAVWV PUNXAVICHWV.

Mivakag 1. MOavoi unxaviouoi avamrruéng AZE, ouumepiAaupavouévwyv
Twv avTiISPACEWY UTTEPEUAIOONTIAc Kal TwWV ava@UAAKTIKWV avTiOpATEwV

= Me mn yeooAdpnon Tng avocoo@aipivng E (IgE).
& Me mn yeooAdpnon Tng avocoo@aipivng G (IgG) pe evepyotToinon CUPTTANPWUATOG.
o ATTeAeUBEPWON KUTTAPOKIVWV OAAG O UnXaviouog dev gival Capng.

o Apeon dIEyepon TWV ICTIOKUTTAPWY ATTO TO PAPUAKO, PE atreAeuBEPwWan I0TapivNG.
= YynAdTePOG puBuoG £yxuong.

MapdTi N TAEloWn@ia TwV avTIOPACEWYV OTIG KAIVIKEG HEAETEG (3,6) KOI OTO PETEYKPITIKO
TAQICIO EKTIMABNKAV WG NATTIEG €wG MPETPIEG, OPIOCUEVOI aoBeveic TTapouciacav
avaQUAOKTIKO OOK Kai/fj Kapdiakry avakoTr) Katd Tn OIdpKeEla TNG €yxuong Tou
Myozyme kai XpeIdoTnKe va An@Bouv PETPA UTTOOTAPIENS TV CWTIKWV AEITOUPYIWV.
O1 avTidOpdoeIg PPAVIOTNKAV YEVIKOTEPA QUEOWG META TNV €vapgn TNG €yxXuong.
AvatpéETe oTnv TTAAPN TTEPIYPAQPT) TWV AVETTIBUUNTWY evepyeiwy otnv MXT1.

‘Exkdoon 2.0



Mivakag 2. AoBeveic ue auénuévo Kivbuvo ITTAOKWV TTOU ouoxeTifovral uE
AZE

o Aobgveig pe otroladnTToTE 0&gia vOoo (TT.X., TIVEUNOVIa, onyaipia, TTUpETOG) Tn OTIyunA
NG éyxuong Tou Myozyme.

o Aobeveig pye TTpoxwpnuévn voéoo Tou Pompe (evOEXETAl va TTAPOUGCIACOUV PEIWHEVN
KapdIOaKr Kal avaTTVEUOTIKN AEIToupyia, yeyovog TToU eVOEXOMEVWG VA TTPOKAAECEI
TPodIABeon yia uwnAOGTEPO KivOUVO €U@AvIONG OoBApWY ETITTAOKWY ATTO TIG
avTIOPATEIG TTOU GXETICovTal PE TNV €yxuan). ETTouévwg, ol acBeveig autoi Ba TTpéTel
va TTapakoAouBoUvTal TTIo TIPOCEKTIKA KATA TN SIAPKEIA TNG Xoprynong Tou Myozyme.

o Acbeveig TTou avamTiooouv avTicwpata IgE évavt Tou Myozyme (uwnAoTePOG
Kivouvog ekdnAwaong avaguAagiag kal cofapwyv avTidpATewV UTTEPEUAITONCIAg).

o Aobeveic Tou AauBdvouv To Myozyme pe upnAdTEPOUG pUBUOUG £yXUONG.

o Aobeveic Tou avémTugav uwnAoug Kal dIaTnPOUPEVOUG TITAOUG avTIowUaTwy 1gG,
10iwg o1 acBeveig pe IOPD.

o O1 aoBeveig mou eupdvicav AZE (kai €18IKOTEPA avAQUAGKTIKEG avTIdpdaoelg) Ba
TIPETTEl VA AVTIMETWTTICOVTAI PE TTPOCOXN KATA TNV €TavaAnyn Tng XopAynong tou
Myozyme.

o AobBeveig TTou €xouv Olakowel TTpoowpivd Tn Bepatreia pe Myozyme (T7.X. KOTG Tn
OIAPKEIO KUNONG).

A.2. AvOOOAOYIKA ETTAYOHEVEG AVTIOPACEIG

O mMBavdg uNXavioPog Twv avooOAOYIKA ETTAYOUEVWY QVTIOPACEWY CUVvioTaTal OTNV
eEvatrobeon KUKAOQOPOUVTWY QVOCOCUUTTAEYMATWY EVOIGUECOU HEYEBOUG OTOUG
I0TOUG Kal OTO ayyelokd evooBrAio, Ta otroia 0dnyouv o€ QAEYUOVI| KAl TTPOKAAOUV
Eva  ETEPOYEVEGC  OUVOAO  KAIVIKWV — ONUEIWV KAl CUPTITWHATWY,  OTTWG
OTTEIPAUATOVEPPITION, algaToupia, TTpwTeivoupia, BAaTIdOWOES e€avONnua, e¢avonuara
opoldlovTta pe TNG TTopPUPaG, apBpitida, opoyoviTida Kai ayyelTida (7,8).

e O1 avmidpaoeig givalr autoTrePIopICOUEVES, EKONAWVOVTAI CUVNOWG EVTOC 7 €WG
10 nuepwyv amd Tnv €yxuon TOu avTiyovou Kal &EKIvouv pE  KATToIa
I0100UCTACIOKA YPITTWON CUUTITWMATA: TTUPETOG, MUaAyia, apBpaAyia kai
ecavonua. H kAiviki avdppwaon eivar cuvAbwg eu@avAc YETA atmd 7 €wg 28
NUePEG.

e ‘Exouv avagpepBei ocofapéc OepuaTIKEC avTidpdoelc uye 10 Myozyme,
OUMTTEPIAQUPBAVOPEVWY EAKWTIKWY KAl VEKPWTIKWY OEPHUATIKWY BAaBwy, ol
OTTOiECG TTBaVWG OXETICOVTAI UE TO AvOooOTIoINTIKG ouoTnua. H Bloyia dépuartog
o€ évav aoBevn £d¢e1ge evatdbeon avriowudtwy avTti-rhGAA otn BAGRN.

e Me 10 Myozyme £xouv TTapaTnpnOei cuoTNUATIKEG, AVOOOAOYIKA ETTAYOUEVES
avTidpdaoelg, Tou  TEPIAGuPBavav  mBavég avTidpdoelig  TUTou I
dlapecoAapBoupeveg  amd  avooooupTrAéypata.  Or  avTidpAoElS  AuTEG
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eKONAWONKAV aPKETEG EBOOPADES £WG 3 £TN META TNV £VOPEN TWV €yXUOEWV
Tou Myozyme.

Ne@pwaoikd oUVOPOMO TTapATNERONKE oe KATTOIOUG aoBeveic TTou Adupavav
Myozyme Kai o1 oTToi0I €ixav uynAoug TiTAoug avTiowudaTtwy IgG (= 102.400).
2€ aQuToUG Toug aoBeveic N veppikn Plowia €deige evatmobeon
avoooouuTtTAeyudtwy. O1 aoBeveic TTapouciacav BeATiwon PETA TN DIAKOT
TNG Bepartreiag.

A.3. AvoooyoVvIKOTNTO TTOU 0dnyei o€ aTWAEIA TNG AVTATTOKPIoNS (uwnAoi Kai
dlarnpoupevol TiTAol avTICWHATWY IgG Kal i} EEOUDETEPWTIKA AVTICWHATA)

H emidpaon Tou oxnuaTiopoU avTiowudtwyv IgG otnv amoTeAEOPATIKOTATA TOU
Myozyme £xel aglohoynOei o€ KAIVIKEG OOKIMEG KAl KATA Ta XPOVIA TNG METEYKPITIKAG
EUTTEIPIOG. ZTIG KAIVIKEG JEAETEC, N TTACIOWN@ia TwV acBevwv avETTTUEAV AVTICWHUOTA
IgG €vavti Tou Myozyme Kal OPOPETATPOTIA EJPAVIOTNKE OUVABWG £VTOGC BIACTHUATOG
3 unvwyv a1td TN Bepartreia.

H kAivikr} etTidpaon Twv avricwudtwy IgG otnv atmroteAeopaTikdtnTa Tou Myozyme
€ival TTOAUTTOPAYOVTIKY), WOTOCO N AVATITUEN UWnAwWVv Kal dIaTnPEOUHEVWY TIiTAwWV
avTiowpdaTtwy IgG (HSAT) atroteAei Evav TTapdyovTa TTOU CUVEICPEPEI O€ AUTHV.

1.

Avagopika ue Tnv IOPD, otoug acBeveic TTou éAapav BepaTreia pe
uwnAoTepn 660N (40 mg/kg) TTapaTnpnBnke TAon yia avaTrTuén uwnASTEPWY
TiTAwV avriowpdtwy IgG (5). O1 HSAT opiotnkav wg TiTAol 251.200 o€ 2 1)
TTEPICTOTEPA XPOVIKA Onueia YeTA atrd 6 priveg Bepatreiog e Myozyme pe
dlapopd TouldxioTov 12 eBdopadwyv. ‘Exel amodeixBei 611 n avarmtugn HSAT
oe aoBeveig Tou AauBdavouv Bepartreia pe Myozyme cuuBAAAEl OoTnV €TTiITEUEN
avetTapkoug ammoteAéopaTog. O kivduvog avarrtugng HSAT eival upnAdTepog
otoug CRIM-apvnTikoUg acBeveic o€ auykpion pe Toug CRIM-BeTikKoUug
aoBeveic. Térolol diatnpoupevol HSAT Ba ytropoucav va odnyrnoouv o€
UTTOREATIOTN XOprynon Tou @apudKou OToug aoBeveic AOyw Tou
oXNMATIOPOU avooooUUTTAEyudTwY. HSAT €xouv eTTiong eppavioTei o€
Treplopiopévo apiBpd CRIM-BeTikwyv aoBevwv (9-11).

Ava@opikd e Toug aoBeveig ue LOPD, oTtnv TTAgioyn@ia Toug ol TiTAoI
QVTIOWNATWY TTapoudiacayv €iTe oTaBepoTToinon €iTe Yeiwon PeE TRV TTAPOOO
Tou Xpdvou. Aedopévou Ot ol acBeveig pe LOPD cival CRIM-6¢TiKOi, yevIKa
oev dlatpéxouv Kivouvo va avatrtu¢ouv HSAT kai TToAU Aiyol TTapoucidlouv
uwnAouUg TiTAoug ADA 01 OTTOi0I OTr OUVEXEIQ PEIWVOVTAI JE TNV TTAPODO TOU
XPOVOU. ZUVETTWG, N €TTOpacn Twv avTicwpaTwy IgG gival o TTEpIopIouévn
oToug aobBeveig ye LOPD (2, 12, 13).

‘Evag pIKpOG apiBudg 1IgG-BeTikwv aoBevwy tTou EAaBav Myozyme oTig
KAIVIKEG MEAETEG KaI/) JETA TNV KUKAOQOpPIa TOU TTPOIOGVTOG BpéBnkav BETIKOI
o€ avaoToAn TG dpdong Kai/f TTPOCANYNGS Tou ev{UPoU o€ €¢ETaon in vitro. H
KAIVIKA onuaoia autig TnG in vitro avaoToAng dev gival capnig. O1 aobeveig
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TTOU ATAV BETIKOI OTNV avaoToAr} TNG TTPOCANYNG €iXav YEVIKA uwnAOTEPOUG
TiTAOUG avTIoWPATWY IgG atrdé Toug aoBEeVEIg TTOU TTAPEPEIVAY aPVNTIKOI OTNV
QvVOOTOAN TNG TIPOCANWNG, O€ NEAETEG AOBEVWYV PE VOOO BPEPIKAG KAl OWIKUNG
évapéng. E&oudetepwtikd avTiowuaTta, 10iwg eKeiva TToU avaoTéEAAOUV Thv
KUTTOPIKA TTPOoANWn ToUu @apudkou, €xouv avaTrtuxBei o€ opliopévoug
aoBeveic pe IOPD 10U €AaBav  Beparreia pe Myozyme Kal  YeVIKA
ouoxeTioTnkav pe uywnAoug TiTAoug ADA. O1 CRIM-apvnTikoi aoBeveig pe
IOPD diatpéxouv kKivduvo avamtuéng HSAT  kal  €GOUDETEPWTIKWV
QVTIOCWHATWY, JE TEKINPIWHEVN OTTWAEIX TNG KAIVIKAG avTaTrokpiong (9 - 11).

B. KAIVIKA TTapakoAouBnon Kal avTIJETWITION TWV

AVAYVWPICHEVWYV KIVOUVWY (1:2:10-19)

>uvioTdral Beppd n ouAdoyn evog apxikou OeiyuaTog opou TTPIV ATTo TNV TTPWTN €yXuon.

B.1. Avridpdosig Tou oOxeTifovral pE TNV €yXuon OUMPTTEPIAGUBAVOMEVWV
avTIOPACEWV UTTEPEUAIOONOIAG KOl OVOQUAOKTIKWY avTIOpAoewyv, HE R
Xwpig avdarmTuén avricwudtwy IgG kai IgE,

e H KAIVIKA) KOTGOTOOT TOU A0BgvOUG Ba TTPETTEI VO EEETAOTEI TTPOCEKTIKA TTPOTOU
xopnynBei To Myozyme.

e 2UVIOTATAI N XOPrynon TTPOQUACKTIKAG QYWYAS UE QVTIOTAPIVIKA TTPIV aTTd TIG
eyXUOEIG yIa TN YEiWON TNG ouxvoTNTAG KaI/f TNG ooBapdTtntag Twv AZE.

e Mepikoi aoBeveic EAapav TTPOKATAPKTIKA aywyr) ME QVTIOTAUIVIKE, QVTITTUPETIKA
kai/fy otepoeidn Adyw Tng ekdnAwong AZE.

e AZE ptTOpEi va guQaVIOTOUV OTOUG O0BeveiC PETA TN AN TTPOKATAPKTIKAG
AYWYNG PE AVTITTUPETIKA, QVTICTAUIVIKA 1| OTEPOEIDN.

e Edv ekdnAwbei AZE, ave¢dpTnTa a1TO TNV TTPOKATAPKTIKI QyWwyr, N MEiwon Tou
pubuou €yxuong, n TTPoowpIvr) BIAKOTI TNG €yXuong kai/fp n xopriynon
QVTIOTOMIVIKWY KaI/f| QVTITTUPETIKWY UTTOPEI VO BEATILOOEI TA CUPTITWHATA.

e [a TNV TPOANYnN €mITTAOKWY, Ba TTPETTEI va IAKOTTEI AUECWS N XopAynon Tou
Myozyme kaTd Tnv gu@avion cofapwyv avTidpdoewyv oTnVv £éyxuon kai 6a
TIPETTEI VA EEKIVAOEI N KATAAANAN QOPUAKEUTIKA aywyr. Oa TTpETTel va Tnpndolv
Ta 1oxUOVTa 10TPIKG TTPOTUTTA yIa TNV €TTEiyouca Beparreia ge TTEPITITWON
QVOQUAOKTIKWY avTIdpacewy. Aoyw Tng mlavotntag ekOAAwONG colapuwv
avTIOPACEWY UTTEPEUAICONTIaG, Ba TTPETTElI va UTTAPXOUV dUECH SIaBéoIpa
KATAAAnAa  pETPA  1OTPIKAG UTTOOTAPIENG, OupTrEPIAauBavopévou
€EOTTAIOOU KAPBIOTTVEUPOVIKAG avavnyng, étav xopnyeital to Myozyme.

e O10006¢veic TTou ep@avicav AZE (kai e101IKOTEPO avAPUAAKTIKES avTIOpAoelg) Ba
TIPETTEI VA QVTIMETWTTICOVTAI JE TTPOCOXN KATA TNV €TTavVAANWN TNG Xoprnynong
ToUu Myozyme.

e O1 aoBeveig pe PETPIES EwG OOPapEG Kal uTToTpoTTIAlouoeg AZE Ba tTpéETrel va
agloAoyouvTail yia Tnv TTapouacia €10IKwV avTiowudaTwy IgE katd Tou papudkou
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Kal ouvioTartal OgppaTIKOG EAEYXOG yIa TOUG acBeveig TTou Trapouadiaoav
ONMAVTIKEG avTIOPACEIG UTTEPEUAIOONCIOG.

e Oa TTPETTEI VA ECETACETAI TO EVOEXOMEVO OIEVEPYEIAG AVOOOAOYIKOU €AEyXOU
oUJQWVA JE Ta AVETIOUPNTA CUPPBAvVTA, CUPTTEPIAANPBAVONEVOU TOU EAEYXOU
yia ADA IgG kai IgE, otoug aoBeveig Tou dlaTpEXouv Kivduvo eu@aviong
aAAEPYIKAG avTidpaong.

e O1 aoBeveic TTou TTapoucialouv avTiIdOPACEIS UTTEPEUAIOBNTIAg PTTOpoUV va
eAéyxovTal Kai yia GAAoug uecoAapnTég avaguAagiag.

e 2¢ KAmoloug acoBeveic BeTikoug yia IgE, pmmoépece va  yivel €mMTUXAS
eTTAvVaXopAynon TG aAyAuKooIdAong AA@a XPENOIUOTTOIWVTAG XAPNAGTEPO
pubud  €yxuong peE  XAPNAOTEPEG  apxikég  Oooelc (4 dladIkaoieg
atreuaioBnTotroinong) kKair ol acBeveic autoi ouvéxioav va AapBdvouv
aAyAukooiddon aA@a utré otevr) KAIVIKA €mTiAewn (16,17).

AvaTpégre otov lMivaka 2 yia Tov AR PN KATAAOYO TWV aoBevVWV TTOU dI1aTpEXOUV
MEYOAUTEPO KivOUVO, WOTOCO AdBeTe uTTOWN OTI AZE prropouv va mrpoofdAouv
6Aoug Toug aoBeveig.

B.1.2. MapakoAoUuOnon META TNV £€yXuon

2UVIOTATal N TTapakoAouBnon Twv aoBevwv yia Adyoug ac@aAcgiag, TOOO KATA Tn
d1dpkela KABe evOOPAEBIAG €yxuong Tou Myozyme 600 Kal JETA TNV OAOKANPWON TNG,
at1TO KATAAANAO 1TPIKO TTPOCWTTIKO TTOU Eival EEOIKEIWPEVO E TN VOOO Tou Pompe Kal
T mOavég avmdpdoelg oto Myozyme. TG KAIVIKEG MEAETEG, O QOBgveig
TTapakoAouBouvtav yia 2 WpPeg PETA TO TEAOG NG €yxuong tou Myozyme. H
evoedelyuévn didpkela TNG TrapakoAouBnong PeTd tnv €yxuon Ba Tpétrel va
kaBopiletal atrd Tov BepdrTovTa 1I0TPO PE BACN TNV KAIVIKA KATACOTAON KAl TO IOTOPIKO
eyXUOEWV TOU EKAOTOTE 00BEVOUG.
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B.2. AvOOOAOYIKA ETTAYOUEVEG AVTIOPACEIG

e Av gu@aVIOTOUV aVOOOAOYIKA ETTAYOMEVEG AVTIOPAOEIG, Ba TTPETTEI va
egeTaoTei TO evdEXOUEVO BIOKOTTHG TNG Xoprnynong tou Myozyme Kai va
EeKIVAOEI N KATAAANAN QOPHOAKEUTIKH AYWYN.

e O1006¢veic Ba TpéTTel va TTapakoAouBouvTal yia TNV EKOAAWGCT CUCTNUATIKWY
avOOOAOYIKA ETTAYOUEVWY QVTIOPACEWYV TTOU TTPOCRAAAOUV TO OEpUa Kal GAAa
opyava evw Aaupavouv Myozyme.

e 2uvioTaTal n dievépyela avaAuong oupwv TTEPIOBIKA OTOUG QOBEVEIC UE
uwnAoug TiTAoug avTiowudtwy IgG yia Tnv TTapakoAouBnon yia TpwTeivoupia.

e ¢ KATTOIOUG 00BeveiG TTOU €KONAWOAV VEQPPWOIKO CUVOPOMO, N VEPPIKA
Bloyia £de1ge evatTtdBe0n AVOCOCUUTIAEYUATWV.

Oa mpétTel va e€eTaddovTal ol Kivouvol Kal Ta oQEAN TNG eTTavaAnwng tng Xoprnynong
Tou Myozyme pPeTa atrd Yo avoooAoyIKa eTTayouevn avTtidpaon. Opiopévol aoBeveig
€XOUV ETTAVEKTEDEI ETMITUXWGS KAl £€X0UV ouvexioel va Aaupavouv 1o Myozyme utrd
oTeVA KAIVIKR €TTIBAEWN.

B.3. AvoooOYyoVvIKOTNTA TTOU 0dnyEi o€ ammWAEIa TG AVvTATTOKPIoNS (uwnAoi Kai
dlarnpoupevol TiTAol avTICWHATWY IgG Kal i} EEOUDETEPWTIKA AVTICWHATA)

B.3.1. AvoooTpoTro1roinon oToug aofeveig

Oa Trpétrel va e§etaletal ooBapd TO £vdeEXOHEVO Evaping TTPOQPUAAKTIKAG
AYWYNAGS YIa TNV ETTAYWYN avoooAoyIKAG avoxng o€ aobeveig ue IOPD, £181kd o€
6ooug gival CRIM-apvnTikoi. H ekTipnon tng katdotaong wg wpog 1o CRIM dev
0a mpétrel va KabBuoTepei TNV Eévapén Tng Bepartreiag.

21oug aoBeveig pe LOPD pe HSAT Kai pe HEIWPEVN avTATTOKPIOTN OTn Bgpatreia
ME Myozyme ptrOpEi va €EETAOTEI TO EVOEXOUEVO XOPAYNONS AYWYRG Yia ThV
£TaAywyn avoxng.

Ta oxAquata ITI ptropEi va XpEIAOTEI va TTPOCAPHOOTOUV OTIG ATOMIKEG AVAYKEG
TOU aoBevoug. Acv UTTApXEl OHOoPWViIa ooV agopd Ta eEaTouIKEUPEVA oxXApaTa ITI.
(18,19) H dnuooicupévn BiBAIoypagia Trepypd@el did@opa oxAuaTa BepaTreiag e
PITOUEIUANTTN, HEBOTPEEATN Kal EVOOPAEPRIEC AVOTOOPAIPIVES, KAl OTOUG ACBEVEIC UE
Tekunpiwpéva ADA, Tnv TpocBnkn BopTelodinTnNG. MeAeTAOTE TNV IO TTPOCPATN
onuoaicupévn BiBAIoypagia oxXeTIKG Je auTd TO BEUQ.

O1 aofeveic pe véoo TOU Pompe OSlarpéxouv Kiviuvo AoIpwEEwv TOU
OVOTTVEUOTIKOU, AOyw TWwV €CEAIKTIKWV €MOPACEWY TG VOOOU OTOUG MUEG TOU
avatrveuoTikoUu. O1  aoBeveic pe véoo Tou Pompe T1ou  Aaufdvouv
OVOOOKATOOTAATIKOUG TrapAyovTeg €VOEXETAI va dlaTpéEXOouv ETTITTAéOV
auénuévo Kivduvo avdamTuéng oofapwv AOIMWEEWV KOl  OUVIOTATAI
ETTAYPUTTVNOT. Z€ OPICHEVOUG ATTO AUTOUG TOUG aoBeveig £€Xouv TTaparnpnOei
Molpaieg Kal atreIANTIKEG Yia T (WK AOIJWEEIS TOU AVATTVEUOTIKOU.
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. AvoooAoyIKOG EAeyXOG

e 270 TTAQICIO TNG YEVIKNAG METEYKPITIKAG ETTITAPNONG TNG ACPAAEIAG TOU
Myozyme, n Sanofi éxel §eKIVOEl Eva TTPOYPANHMA AVOCOETTITHPNONG
yia Tov Tpoodiopicnud avriowpdtwyv (IgG, IgE, &€SoudeTepwTIKA
avTiowpara) Kol pecoAapntwy ava@uAagiag. [Mpog 10 TTOpPdOV dev
dlaTiBevral OTO €UTTOPIO DOKIYACIEG AVTIOWPATWY Katd Tou Myozyme.
QoT1600, TrapéXeTal UTTNPEecia Owpedv eAéyxou amdé Tn Sanofi.
EmkoivwvioTe pe 1oV TOTTIKG avTITTpOoWTTo TNG Sanofi | pye 1o TuRua

latpikwv  Ymnpeowv Tng Sanofi péow e-mail otn  digvBuvon
EUMedicalServices@sanofi.com yia TTANPOQOPIEG OXETIKA MPE TNV
TpooBacn oTig uttnpeoiec RDSTP tng Sanofi.

2tov [ivaka 3 Trapouocidfovral Ol TTOPEXOMEVEG UTTNPECIEG Yyia TRV

AVOOCOETITAPNON Kal oTnV EIKOva 2 mrepiypdeetal n diadikaoia.

Mivakag 3. Mepiypan Twv umrnpeoiwv mou rapéxel n Sanofi

‘Evdel 10 TOV Tomo . MpoTteivopevn Qpa
18N ¥ e ZuxvoTnra = - npy 2
€éAeyxo Seiyparog ZuAAoyngP
i , TokTIKA
5
I9gG TakTikr TTapakoAoubnon ' TrapakoholBnan
Opdg-
Kateyuyuévog
OAIk6 n . i
IgG/ MelwpEVn avTaTToKpIon aipa piv NV eyxuon n
€€OUBETEPWTIKG | oTn Bepartreia rj EANeIyn (Myn o3 TOUAGYIOTOV
avTiowpa armoTeAéopaTog €VTOG 24 =9 NUEPEG pETa MY
WPV gyxuon
aTto TN
. oulhoyn)
. AcBeveig TTou
Avtiowpa IgG/gE BIaTPEXOUV KiVBUVO Ad hoc
EMOAvIONG AAAEPYIKAG (6TTwg aTraiTeitan)
avTidpaong-
. | Mérpieg/ooBapég i Opog-
Tputrtaon opov utroTpotmadouoeg AZE | Katewuyuévog
TTOU UTTOdNAWVOUV 1-34 .
avTidpaceis cxvﬂ_épg)cf; goLTJr?\T/qé\T(;](xon
. uTTEpPEUQIOBNOiag, .
Evapvon9|non AVOQUAGKTIKEC EDTA mAdoua
oupTTAnpwuartog avTIdpdoeig - KOTEYUYHEVO

a.To MNpoypappa E&eidikeupévwv EAEyxwv yia Zmavieg Noooug Tng Sanofi, Tou uAoTtroigital yéow
€EWTEPIKOU TTAPOXOU TNG UTTNPETIAG, TIPOCPEPEI DWPEAV DEIYUATOANYIA, CUCKEUATIa KAl ATTOOTOAN TWV
OEIYMATWY QiATOG OTO KEVTPIKO EPYACTHPIO TOU TTAPOXOU TNG uTnpeaiag. H utrnpeaia auth 1oxvel yia
TOUG €AéyXOug TTOU TTpaypartotroloUvTal oTo TAdiolo Tng diepelvnong piag AXE (ouptrepihauBdvel
avTicowpara lgG, avriowpaTta IgE, e€oudeTepwTiKd avTiowpaTa IgG, evepyoTroinon Tou CUPTTANPWHATOG
Kal TPUTTTACN 0poU) 1 HEIWPEVNG avTaTTOKPIoNG (IgG/eE0UBETEPWTIKA aVTICWUATA) Kal Yia OAA TA KAIVIKA
OciypaTa yia TaKTIKA TTapakoAouBbnon Tng IgG. B. Tekunpiwon TNG WPAg Kai TNG Nuepounviag Aqyng Tou
OciypaTog. y. O1 xpdvol GUANOYRG TTOU ava@épovTal €ival auToi TTOU GUVIOTA O EEWTEPIKOG TTAPOXOG TNG
UTTNPECIAg Kal TTapéxovTal YOvVO yia evnuepwTIKO oKoTTd. 8. Edv Ta amoteAéopara deixvouv uwnAoug
TiTAOUG avTiIowPdTWV IgG, cuvioTaTal TTEPIODIKT avaAuaTn oUpwv.
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Eikova 2. Aiadikaoia eAéyxou

OAHT'IEZ ZE 5§ BHMATA INA IATPOYZ MNOY ZHTOYN TIZ YNMHPEZIEZ
EZEIAIKEYMENOY AIAINQZTIKOY EAEMXOY

H Sanofi ouvTtovilel kal utrooTnpiCel autod To MNpodypaupa EEcidikeupévou EAEyxou yia ZTTavieg
Noooug GANa dev euTTAEKETAI UE AAAOV TPOTTO OTOUG BIAYVWOTIKOUG EAEYXOUG.

O napoxog unnpeci®v 0a napacyel Ta éyypapa

Ma xpoTeg nou v £xouv Aoyapiacud KaTa Tn XpHon Kad®G Kal UNooTAPIEN PE OAEC
OTOV NApoXo UNMNPECIWY, ENIKOIVWVIOTE TIG 03NyYi£g yia TV engEepyacia Tou deiypaTog
HE TOV TOMIKO avTinpoowno TnG Sanofi yia Kkai To aitnpa napaAaprg.

Ta anoTeAéopara ava@EpovTal

odnyisg eyypa@rg.
o & H
(

ZUAAEETE Kal To deiypa 0a napaAn@Osi Héow TNG NUANG Tou napoxou,
NPOETOINAOTE TO SEiypa ano sraipeia HEo® Pag | HECW KAvovikoUu
oUpPWVa PE TIG 0dnYieg TAXUHETAPOP®V. H Taxudpopeiou kai dev Oa
nou napgxovral. ETAIPEIO TAXUHETAPOPWOV anooTtaAoUv email oTov
0a épel 0Aa Ta enayyeAyaria vyeiag ge
anapaiTnTa UAika anoTteAéopara.

OUOCKEUAOIAg.

EmikoivwvAoTe pe To TuAua latpikwy YTnpeoiwv Tng Sanofi otnv EE yia tn ouMoyn, Tnv emegepyaaia, T
CUCKEUAOIia Kal TNV aTTO0TOAN TwV SEIYUATWY aigaTog. Ta OTOIXEIO ETTIKOIVWVIOG TTOPEXOVTAI OTNV EVOTNTA
BAZIKA ZTOIXEIA EMNIKOINQNIAZ

1. Zuotdoeig yia Tnv TrTapakoAoudnon Tng IgG o€ aoBeveig pe IOPD kai LOPD

ZUOTAOEIG OXETIKA ME TN OUXVOTNTA TTapakoAoudnong Tng IgG
O1 TiTAol Twv avTiowpdaTwy IgG Ba TTpéTTel va TTapakoAouBouvTal TTePIOdIKA e BACN ToV KAIVIKO
@aIvOTUTIO:

1. ZUuAAéCTe éva apyikd Oeiyua opoU TTpIV aTrd TNV TTPWTN £yXUOT).

2. Tia Toug aoBeveig pe IOPD, ocuvioTdtal TAKTIKA TTapakoAouOnon Katd Tn dIdpKEIa TOU
TTPWTOU £TOUG TnG Bepameiag (TTapdderyua: kABe 3 PAVEG) Kal OTn  OUVEXEIQ
TTapakoAoUBnan avaloya e Ta KAIVIKA aTTOTEAEGUATA KAl TO €TTITTESO TWV TITAWVY TwV
AVTICWHATWV.

3. Ta toug acBeveic ye LOPD, Ba mpétmel va agloAoyeital N avaTTTugn avTiCwPATwy eviog
6 unvwv PETa TNV évapgn Tng BepaTreiag Kal aTn GUVEXEIA GUVIOTATAI TTAPAKOAOUBNoN
OTTWG evdeikvuTal KAIVIKG pe BAan ¢NTAUATA ATTOTEAECUATIKOTNTAG.

4. Kai yia Toug U0 @aIvoTuTIoug: Oa TTpétrel va eEeTAdeTal TO eVOEXOUEVO BIEVEPYEIAG
eAéyxou yia avtiowpata 1gG évavti Tou @apudkou (ADA) edv ol aoBeveig dev
avtatrokpivovtal otn Bepatreia. O1 aoBeveig TTou AauBdvouv Bepartreia pyTTopouv va
utTToBANBOUV 0t €AeyxXO yIO QVAOTOATIKA QVTICWUATA €AV gu@aviouv peiwon Tou
KAIVIKOU 0@€AOUG TTapd Tn cuvéxion TnG Bepatreiag pe 1o Myozyme.
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A. EykupoouUvn kai yaAouyia

YT1rdpxouv treplopiopéva 0edopéva atTd TN Xprion Tou Myozyme o€ £YKUEG YUVAIKEG.
MeAéteg 0 Cwa €xouv Ocitel avatTapaywyik TogikdTNTa (TTapdypa@og 5.3 Tng
MXM). To Myozyme dev TTPETTEI VA XPNOIMOTTOIEITAI KATA TN dIGPKEIQ TNG KUNONG,
€KTOC €Av N KAIVIKA KATAoTOONn TnG Yuvaikag atraitei Oepatreia ye Myozyme
(TTapdypaqgog 4.6 tng MXI).

Mepiopiopéva dedopéva utTodNAwvouv o1l To Myozyme aTTeKKPIVETAI OTO PNTPIKO
YOAa o€ TTOAU XapnAEG ouykevTpwoelg. Aev avapéveTal KAIVIKE €Tidpacn o€ BPEPog
TToU BnAdadel Aoyw NG XAPNAAG METAQOPAG OTO UNTPIKO YAAQ Kal TNG XOWNANGS
BiodiaBeociudTNTAC. QC €K TOUTOU, PTTOPEI va €EETOOTEI TO €vOEXONEVO BnAaCuOU
Kara 1n O1apkela TnG Bepartreiag pe Myozyme. Qg TTpoANTITIKO PETPO, UTTOPE Va
€CETOOTEI TO EVOEXOPEVO DIOKOTIAG TOU BNAACUOU yIa TIG TTPWTEG 24 WPEG PETA TN
Bepartreia.

2UVIOTATal N ava@opd TWV KUNCEWV Kal TwV €KPBACEWV TOUG O¢ aOBeveic TTOU
eKTEONKaV 010 Myozyme, avegdptnTa atrd To av auTr n €KBeon cuoxeTiCeTal 1} OXI
ME €va avemmBuunTto cuuBav. MNa Ta TTARPN oToIXEia ETMIKOIVWVIAG yia TNV avagopd

KUAOEWV, QVOTPEETE OTNV TTapAypa@o [MPOSKAHSH ANA®OPAS ANEMIOYMHTON
ENEPIEIQN/KYHZEQN.

E. MPOZKAHZH ANA®OPAZ ANENIOYMHTQN

ENEPIEIQN/KYHZEQN

e Ta TNV ava@opd avermOuunTwy cupBAVTWY Kal/f] KUNCEWV O& OXEOT ME
TN Xprion Tou Myozyme:

H avagopd moavoAoyoUpevwy QveTTIOUPNTWY EVEPYEIWV HETA aTTd Tn XOopriynon adeiag
KUKAOQOPIOG TOU QAPHOKEUTIKOU TTPOIGVTOG €ival onuavtikh. EmTpémmel mn ouvexn
TTapakoAoUBnaon NG oxX€ong 0PEAOUG/KIVOUVOU TOU QAPHOKEUTIKOU TTPOIOVTOG.

MapakaAeioBe va ava@EPETE OTTOIECONTTIOTE AVETTIOUUNTEG EVEPYEIEG TTAPOUCIAlOVTAl GTOUG
0a0Beveig oag ol otroiol AapBdavouv Myozyme. Katd Tnv ava@opd, TTapaKaAgioBe va TTapéEXETE
000 TO BUVATOV TTEPICOOTEPEG TTANPOYPOPIEG, CUUTTEPIAANBAVOUEVWY TWY TTANPOPOPIWV
OXETIKA YE TO IATPIKO I0TOPIKO, OTTOIAdATTOTE aUyXoprynon aAAou @apudkou, KaBwg Kal TIg
NMEPOMNVIEG AMWNG TWV QOPUAKWY KAl EUPAVIONG TWV AVETTIBUUNTWY EVEPYEIWV.

YmrevBupigeTal OTI o1 aveTTiBUUNTEG evépyeleg TTou cuvdéovTal Pe Tn xpron tou Myozyme,
KaBwg Kal 01 KUACEIG Kal 01 eEKBACEIG TOUG UTTOPOUV VO ava@EPOVTAl CUPPWVA HE TO €0VIKO
ouoTnua aubopunTwWy avagopwyv otov EBvikd Opyavioud Papudkwy, Tunua AverTifuunTwyv
Evepyeiwv, pe v uttoBoAn Tng Kitpivng KapTag pe Toug €€N1G TpATTOUG:

e HAexTpovikA uttoBoAr Tng Kitpivng Kaptag péow tng 1IotooeAidag Tou EOD: http:/
www.eof.gr/web/guest/yellowgeneral i atmreubeiag 010
https://www.kitrinikarta.gr/.

e 'Evrutin poper amooToAn péow Taxudpoueiou, ateAwg, ato Tunua AvetmBuuntwy
Evepyeiwv Tou EO® (Meooyeiwv 284, 15562, XoAapydg) TNAEQWVO €TTIKOIVWVIAG:
213-2040337.
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o MrrOpEiTE €TTIONG VO CAPWOETE PETW TOU «EEUTTVOU» KIVATOU OAG TOV TTAPAKATW
KwOIKO QR, yia va petapeite otnv 1I0Too€Aida http://www.eof.gr, yia TN cuuttAfpwaon
NG «KITPINHZ KAPTAZ».

EVOANOGKTIKG TTAPAKAAEIOTE VO AVAQEPETE OTTOIAONATTOTE UTTOTITN AVETTIOUUNTN EVEPYEIQ
n/kal eykupgoouvn oTtnv etaipeia Sanofi otnv atmeuBeiag TNAEQWVIKA ypauurh/ 24-wpn
ypapun: 210-9001600.

Z. BAZIKA ZTOIXEIA EMIKOINQNIAZ

o Ta TANpoOPoOpPiIEg OXETIKA JE TNV TIPOORAON OTIG UTTNPETIES
Ege18ikeupévwv EAEyxwyv yia Ztravieg Noooug Tng Sanofi 1} yia aAAeg
EPWTAOCEIG TTOU OXETI(OVTAI JE AVOOOAOYIKOUG eAéyXoug yia To Myozyme:

MapakaAoupe eMKOIVWVAOTE JE TO TuAPA laTpikwy YTTNpeoiwy TG Sanofi ato email:

EUMedicalServices@sanofi.com

e Ta 10TPIKEG TTANPOPOPIEG OXETIKA UE TN vOOO Tou Pompe 1} To Myozyme:

MapakaAoUpe ETTIKOIVWVAOTE PE TO TOTTIKO TuAua latpikwv MAnpogopiwy TG Sanofi-
TnAépwvo: 2109001600 (24wpn ypauun, 7nuépeg/efdoudada)
E-mail: Medicallnformation.Greece@sanofi.com
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