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ZOFaPx Nt Istituto Superiore di Sanitd (IT)3=EL TITo T3, FrDK BIEA DI TILE
FEERBRONER, 24O EU MBETIE, QFEH T TV ARE K7 a—F B3EETbh T
B57, RD XL TADICREL T, LIRUSREG RIS LRoTND, ZORND, 2070y
xZh T, RD OBIR T2 DIITBET IRV OBSEERETHILE BIBEL TS, £
DXHREEITIE, RD 23t 2R EORREE, BEUMRR TS 2MET DI DRAIRRT YT
B aFRAEENAZLIRA), ZIUT LY, BRI EATO RD K § AR LB O N —F T
P—val X BT DL 5D, AT, K0 EUZEB SO RD BT 5HE T, LBEOBIRA A
FoAvRa—uy R EETEESNAINRNE, Z07ed=2ME, EUMBEEANOENT 0/ 5.4
DEZEITEBL., BN TOERERMN A TOIBOERBELFEUDITEIENTELLITRETH
A5,
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2 M :European Project for Rare Diseases National Plans Development (EUROPLAN)Y 2 7% A b
(htep:/fwww.europlanproject.ew/)

£+ PR : Summary of the EUROPLAN Conference 'National Strategies & Action for Rare Diseases in
Europe', 77V ADEHFLBEEDHET - 2008 4 12 A
(http:/fwww.ue2008.fr/webdav/site/PFUE/shared/import/1118_Conference_mal, adies_rares/Rare_diseases
_Summary_EN pdf)

MRAEPERLAFDRBIZIET5EANT T HB0 iR

77 A
*  Plan National Maladies Rares (2005-2008)
(http.//www.orpha.net/actor/Orphanews/2006/doc/plan_national.pdf)

©  TIVARBHPHBEITF (2005-2008)
(http:/fwww.orpha.net/actor/EuropaNews/2006/doc/French_National_Plan.pdf)

FHT T 20102014 BHRIRENBRNC, 7T 2005-2008 DFHiZ1TF T3,
(http://www.hesp. fr/docspdfiavisrapports/hespr20090317_maladiesRares.pdf)

TNHYT

o FHOBRBETIERT T 2009-2013 (FEAKZETHR)
(hrsp:/fwww raredis.org/pub/events/NPRD.pdf)

2w 0%

Programa Nacional para Doengas Raras /#/>#% BUZ B T BE R 72554 2008-2015 (R /LM AL EED
%) (http:/ec.europa.ewhealth/ph_threats/non_com/docs/portugal. pdf)

ALY

Estrategia en Enfermedades Raras del Sistema Nacional de Salud / [E|RAEREIRIRS AT A, FD5R B
g (RAA/EE) (http:/fwww.msc.es/organizacion/sns/planCalidadSNS/docs/enfermedadesRaras. pdjf)

Hide: EUROPA (> European Commission > DG Health and Consumer Protection > Public Health >

Threats to health > Rare diseases)
http.:/lec.europa.eu/health/ph_threats/non_com/rare_I1_en.htm
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23.7 BOEBIZTIHMaY 77V R 2007

2007 4 11 A 27 -28 B, VARV (http://www.rare-diseases.ewhome_en.php)

23.8 H#HOEBIRTIHRM 7V VAR 2005

o FOEBaAIa=- OO BBESH LIRS

FORBICET IR 77V 205, 2005 4 6 A 21-22 BitA7 BT A CRfEshD, B
4 25 205K BRI (Burordis) S =L, BRIWIREELR L Luxembourg Presidency of the Council of
Ministers BFRL., 2O 77V AT, BEREREMFENID, ITRBHELESL, EXR
DRFETE L, SHRRFIEBHRENBINT DT E THD,

2 BRIChA2BOT ST AT, HPBEROAN & BEE L TWAERIEDBRE A OWVTHR
ML, FRERZRDILITRD, BNER, HORBISHLT D7D DEABLTEUOXITIZ
WTHRHML, Fio, RCES BB OVTHEEL AT LIRS,

)
OB BB 59—y \DiES)
(http://ec.europa.eu/health/ph_threats/mon_com/docs/ev_20050620_co0! en.pdf)

RINEB S, ARIEET 4175 —Mr. Fernand Sauer {2 X8R

FHORBICET 8 E, 2 hoD7ud /M, EU FAORBT 0/ I 0 THBEN, EU OLAK
BAEORTEOP CEEShE:

o FOLBICHTEIEU TV ay
1999-2003 EFERIZKTS EU 72 avh, HPOEBOBEL T EU HROBELV A0/
RSP HRERTAHFAICAERT ALY BLL THIESN I, ZOITHHEBEDLET, ZhbD
RBIZETAHEAED ., FHR~OT 7 AR {RETAILIZE ARSI NI,

/DR AIT BU (R 255 4 2003-2008 DEEFEHED—OTH), V29D Tul= M
LTELSBERRER, EU VRV TOERIREBLEL, a—F 13 —vaveXBL, HPE
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- BERYBOBROBEEE AN EEG ORI HEEL T3,

{#e: EUROPA (> European Commission > DG Health and Consumer Protection > Public Health >
Threats to health > Rare diseases)

http:/fec.europa.eulhealth/ph_threats/non_com/ev_pre2005_en.him

239 HBAKRBELCERPDREAERERICHTIEBRSE (ICORD)

ICORD D3yaii, ksl . 77 i, 5E. HEEED A LEEL T, RAIRE
OBREBLURECEILEEISERZLTHS,

ICORD I, [EREMRE, Brges, K%, BEERR. BB, 1TTEME, B4 MR, RN
Vo 7R —DBEAFRRE, ZHDEBARLUNI (LU R B A EE ML TRHREIL TV
BN & DI DEREETHA, '

Hi#e: International Conferences on Rare Diseases and Orphan Drugs

http:/fwww.icord.sefindex.php

23.10 XHBEBEHBHOIRBIAI 74—

BRI EBESHRET 2T A 2003-2008 DFFAAD F T, BEFERT I a ORESIZEL T, BRINE
£ DG SANCO (23372, BIEERICOK DD IR N —TRIRI 7 3 — ADMEL I,
BREFECREES L —TMMWPIL, BN, H1F, BN~ TOFRBOE T RORIGITET
SR SRR T DT 4T L ThD, LIedioT, MMWP i3, ARFAEZRETHOITH
BRI M X BOIEILD, BRINEZ RSB EFRFRI AT LAOMERLIA—F 45
—arEITHOETIEL, TERE, BWRE, FORBOBEERILL, Mo LBERFRERT
DI LBERBHEIRERN s T F0 R T8I0 5D,

O RBOBEIKTOT Iiay DEBERE LVMTT 575, MMWP 135D RBY RS 74— Ak 8L
L.
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PRI 7 —ANDEEFEDBRA SN T B htep:/fwww.orpha.net/testor/doc/RDTFmandate.pdf).

FHOVRBIRI 74— A0 ER BIL, HOEBOERBR LU C EBELALMCL, HVER
DAREELZBTOHRBORMBEREL, BEF=o— XL ¥ —2RTFITI2LThHS,

F AT 7 4#—AL, Scientific Secretariat (B EHE) BXET 3, JQL"FVJ?E‘@JE:@UT\ OB BER
KRITAARBEDERIIFEETALIRIIDNIELDTHS:

HP—E 2D BIRH) ;
BRERRE RO IV =y s (BARATZ—) ;
EEE,

REEMERTATA L DBE;

ROV == T W TT;

T DRBDOBEFHF—A;

EU B RT b/ Fy N —7 /ad hoc P—~1;
EU LA TORELROINE, |

® N e v oA e N

ORPHANews Europe i3 EC DFHDRBIAI T+ —AWBITT DA EF=2—XV & —Thd, &
A, M TOHFPRBLROPHVEBAERRICET =20 A2HIRL TRY, WAL
LTk, BF%E, EU, ERNBLOEBRBR, KRV — (T2, HVRBBERKHOETRIL, BIAR
[F, BERAEILO=2—R AU MREER>TNS,

ERETHITEINAZ D=2 — AV F—ik, I—nyOFHPRBAROVICHPEBHABERZNAI2=
F4—ETIZHEN, BHRELSTE, ZOEE TOFREROH A=y 7TF 7 I BL THE#RMA
BHNBLNTR-TND,

M : EUROPA (> European Commission > DG Health and Consumer Protection > Public Health >
Threats to health > Rare diseases)

http:/fec.europa.ew'health/ph_threats/non_com/rare_5_en.htm

23.11 BAHAEBHEERICHTIRRE

o ERAERS (—77F5v2 Orphan drugs) |1, HUEMNOARQ 1 A S BISRFEO A & 23
BATAERIAEROGHD, HANVIED TEEDRADBUL. T, HAVIIAEELEMNELEE
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KinThd, INODOERSBIL, BEOTIRBETIE, D TRRRRBICERTAIUNEDBED
eI, ERMEFHBLUNIRT DI, BIRERINTILAL LA BT, lorphans P ) | B
A TVD, MEAREILTHIE, HLEBOERAETRT AL BaA M BE DT 48
ShDRY EFBRTIENRIRVILIIRED, 207, BRFRR P EBBAERRETAE TR,
ELOBMBINIIR | L2 e F DR BBE DR D DB R F MRS ERHSELHIRT 545, &6
RBLORHNCBL TA s T 7 25X BZERUETHIELHAL TBDTHS,

o 8 A R B R SLA GRRAIEC) No 141/2000, F /PR B B ERKRIZBT5 1999 48 12 A 16 B. 1K
S BRMZERS) BEHER RS 1998 48 7 B ITRESh., 2000 £ TR BHSNS, Z0EE|
IZi, EU WTOFDRBEEEDOHBTRELRL, Z0EBOBE. T, HAVITBHEDD
DERBOFI. BT BRFELE THDDA 2T 47 (F, 10 FEROHHMAIRE, 7 oha—
NXR, TRRFAR DD D FR—FFLE DT I ER) 1LV TRILTWB, Z0BANL. FrE2
RBFFEITIL ERRE BV TR,

MR T, BRINER ST ZRAHAIEC) No 847/2000, 2000 4E 4 A 27 BAFURL., H KR FAERK
A DY U EEHEDRIRE R, MELERRS similar medicinal product] & Fa 5k M B AL clinical
superiority] DL DEREIT-> T3,

BRIN SRk de 3 - BRI, HPRBRERROME BT 20 I RO EERERLE,

Alcimed BAEEL72ZOHFFE Tid, EU TRT S8 0EBREEROMHIZOVTHRS, 20D
LT DA R ESNIZDICDONWTIHR, M T, ZOMETIE. T+H2F38 sufficient
profitability] 2 & 0 XIZFHEL BT 20200 THR ML T3, %E13, FOEB A EERHER
7 Article 8 (BEfthAARFE) DERICBR T 2D THB,

FORBOIDOERSBELHELIOETHEAREEOFRVE R EELEERHEEET I
¥ 2000 4EIF DR R E 2 & B A(COMP) RN B IR FF(EMEANC B ST T, bR AE
EHEELSN HORBAERSBERBICOVTRIL, EERETAZREL R L, 05
BRAERERICET RN B RR TORINCHEBCKBETHER2H->TV5,

HORBRAERD LB ESNERRIT, F/0KBAEKRO Community Register I GRS,

European Register of Designated Orphan Medicinal Products
(http://ec.europa.ew/enterprise/pharmaceuticals/register/orphreg.htm)

BN THIRER /T 23817 TV B4 KB SFEH5d3 D Orphanet YAF
{http:/fwww.orpha.net/orphacom/cahiers/docs/GB/list_of orphan_drugs_in_europe.pdf)
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Improving access to orphan medicines for all affected EU citizens - Final Conclusions and
Recommendations of the EU Pharmaceutical Forum -2008 4£ 10 A
(http://ec.europa.ew/pharmaforum/docs/pricing_orphans_en.pdf)

HAEAMD 3 ERIHENET X2 1 I, I 28 BN ERS T EMEA #4512k 58, 24—h
BRI Cihorz:2005 £ 12 B BHAET 342 HoEELBH VR BAEESITEEESN (BN ARTITIK,
EU N CHRIN-EERILSITRETH-T) ., 22 OFVRBAEELAPTIRABRE T,

HVRARERSEDIBE CHTAAERROY SV — AL Ty ABAREN TS, — RO A I,
ERICBL TS RIFRBMEITIZEN, BEOBMOMOII2=r —ar D ROVRFITHY,
BAMEL S 2l — Y a BT AR OB #HE TR T RO THD,

BEIL. ERLUAEAERTRARESTATOEEMCHU TR T /2R TAIENTEDEE
BB, BAUTE 0 FHEEERROBK THY, ot LAE SRR CE IR Ro T
TB, 2 DD —ANH5):

1. ZOECOMRARRHENESENT TIRENZL, RINENTHIEE, YRET
—EHARA S, HHRE S N —T TR T compassionate use (ABRIGER) IZBET 305
A YRR T B[ 75 R4/ F) T T cohort temporary regulatory approval (378
—h—FHRHIERR  ATU)L RS, HDVI
2. BRSNS BISHLT, YEE TOREDRE ICREDH A 2172 nominative approval
 BRB, BHIEISEV RSB, EMEA F—MNIRENTWAISK, HPREARER
RA~DT 7 EADE S SERBS L, Bl 25 VE TR TIERL,

8 HI(EC) No 141/2000: 7775 BB E ZE R O S e A AR BRI B 28 AL D BRI BE 375 2008 €20
AK542(2008 4E 9 A)iTiX, HOEAREESOHMAIRFEHBOEEDO—RFERIL FIRARE
NTRY, 6 FECEMINDTERESDHD, '
HROMOHIGE TORDRABRERSOFEHIET AR, KB, BA, A —RFI7 | VAR~
N BIGEEZHATORVEBRAEES, BIUHROEBIZOWTOFELYMERA, Orphanet
B\ OrphanXChange EIZHD,

o 2006 4F 6 A 26 HEEAFHNME SEMTO 22 BOFRADRBMERR

5 R, BUNE RS, BN ERRTEMEA)RLNTIIER, 2A, RERE, S, L
R BARS NT R RERDOS T T, HORBRNERKOWZE, AR, HREITIDIC, M
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WERIZA B T AT R RBLTEE, BEDO~—F ORI THNE, TOLIRERSIT
BRENRDTTHAD, 2006 4 6 A 26 BFHTOWE T, FOKBPEERICHTS EU
DBCRHBBEEEL TWBZLEATREN TS, 2000 454 B A5 2005 €E 4 A DRI, A&V F4TT
BP5 AT, 450 bOERRNEDEEBEERORERHET B LA ot, 20 DR
DEMITERERIET, HDVIEBHEMICEEDOR D RBOIBHEDIHD, BAND 22 MOHH
FHORBAERS BT CRHIREAREZII TV, AT, BEE 270 HOEERRTTICE
PRBRAEEMOBEEZITCOAN, FEEFRRROEMBETHS,

5 FEHERBIVEDOMOFHRITONWTIE, FHDEARAEER 433 AI(EC) No 141/2000 @
HWRAKRLL TERLEEBRBIO, BONEARFE LORXEYMIETIEERRYYTY
—F SRR A NS ROZL RHIEC) No 141/2000 0 Article 10 b ez LizTH),

BMERSRDUCICNBRE DA T 47 B
EU CHVEBRAERGFICHAENA BT 47 0 BEERINEBRESBERL TS,

FORBAERSOWE, KFE, R, IR T3 OORMERLRLUNTIEE DA
T 47 B E(Rev. 2005) BRINER 2B R
(hitp./fec.europa.ew/enterprise/pharmaceuticals/orphanmp/doc/inventory 2006 _08.pdf)

BRIz B81T 5/ B A A BRI AT HRFET 7 2RI 9D Eurordis FEE

~ Eurordis (BRJ 23R SBAAN)IZRN CORAR B EEES OF A FTREHEIC B T2 E M EE
DFER%E 2008 £ | AICHELE, ZOREL, FORBHERMITHTIABEORKROT 7
RRBUZDUVNTHIAR RO U ERE Lo 522 BREL TV, ZOREL, ILKFTO 25
EUBEZRLWIZTARTUR, IV xA AAAT 2006 4 1 A 1 B EABTICAREES Wiz 22 O
PEBAERMEN ALV, ZORENLHDRBAEESIIHT2REOT BRI,
BEMEATHBEIZL-TRERBIENRTRENTVS, BFVRBAEKRBOEESR, uba—
VR TIRARIL, PRT—EINTLEINIDDO THHH, BRBIFEHEHTA) LU
HEHE-PEERREAIC W TORENHE, FEEhEhOMBARIESR TS,

BN I B 58 DR BB ERSICR 57 72 A MT S Eurordis 5 4 BIAEORK R SR
(http:/fwww.eurordis. org/IMG/pdff2007ODsurvey-eurordis. pdf)

NEREZ R

N EESIZ T AR AR AIEC) No 1902/2006 2B TR, R EI<: 2006 45 12 A 20
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B RAI%KET 190172006 1, AMNRIZHLUTEATAIORINC AR TERBEEZITEELKOF|
FRTERM 2B AL RS £ BD— 22T IO BH OB A ERESIT 522 BAEL TV
3, BANCIIL FORAENSENTVS:

FRINEER ST (EMEANZETLY VR, /NREESERIIT5;
FGRRE R TIRREL TSN TWBRGBOTIRAROHIBOEEICELT;
INRBFGET T (PIPNC ESNR T — 4 D b B

#T L= PIP M OELNIIFRA, BAR M <Y —ITBA ENHEITI3, HHEIREEE
HEL 6 rHER;

5. #&TUEPIP 20BN FHA, AT <) —ICBVAEN R DRBAERRICS
VT, BEMEYERED 2 FERER,

e

FORBAEEREZERS—NEAERS B8R
(http.//www.emea. europa.ew/htms/human/paediatrics/introduction. htm)

H14#2: EUROPA (> European Commission > DG Health and Consumer Protection > Public Health >
Threats to health > Rare diseases)
http:/fec.europa.ewhealth/ph_threats/non_com/rare_6_en.htm

23.12 EAOEBRIZETAEU ofoigEE)
FPEBORBREOMELSTIZLMER T V=T /8 5

W3, 77 /mP—#RAGTNCEIHEENC BT 358 6 (k7L — LD —77" 1255 1(2002-2006) (FP6)
7 20D FP6 BT —<D—2 T, MEFICET DFA TV ATV R, F/ITR, SAFT 7 /0P — |12
TR/ I RELTND, ZOBET —IZiRofe T, 7/ AMEHE L MOREIZIS AT 54
HEEDEFHERTERARNFES N, BESHERENS, RAORIR TR, MRS A BRI
FEEBHFZE (BRAY 7 7 a—F)ICE AN BHI, BRI~ TOEROEREO—BLHRTIOL L
TelEBEFREICL, IV T —F T FATHREEINAZLERRL TS, ZOEEFRFIL 2 2HY,
Z03H0O—2E, BEXRRRICH T2 THY, UTObDRETs:

1. ShERRA, ERALRLTEAVERB RN TORCRTRROEERFE O T LE
BEFUEL, HORBLBORMOFREY ) —Re T — AL,

2. FP6 DHRF AT, 20 07 oY= MRRMAL ., BTFEITH | B2—uTho7z,

3. FAYEZ OMOERRBITH T AmE; |
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4, FRDZIRB LW T DRNIFZE;
5. bhORAELINES S oERICEET A5,

FP6 23X 4R L7 ERA-NET 7'rP= /M, kFEI R0 EME B oM B4 RD (E-Rare)
DIcHDHDTHB(BNT 2S5 A, RD BT 2ENHFIET ST LM DX vy 7 REVCEBEDRE),
E-Rare Tid. JIEAE\—h—H ORI R EIM2 1 7 BBAE8EEL ., RD ICBT A ED S8 E:
FRL, BFHNT T u—F2RET 27, BRFES 1S T 202 —F 4 R —a %70, BIE
DERZRLTNT (LK) IO IS 0 ST ADEDN—FF A E—Lal T, EREBEER
L. RD iIZE 4 B3EMDOIFFEH EEIERL , LAKT VT 5E DR OMOMIFE O RD ORI

T EHE THARE R AZL R HIFL B,

o ROBRMNERET L — LAY —7 105 5(FPS)

e, 77 /0P —ERBLUEIEEBIC BT 250N IR T L — AT — 572 sS AFPS)IL, 4
DOT =Ty 75E 3 OOEBEDKES ST AL TN, T-eFaT7I L 75T 41—
AT FA7 D ERLNEFRDFD DOV —ADER T, PTh, HDEBBERCOLRI 7L
ERERTF I E BRI BT LI ERBEI N T, FHDRBOMERAEC KB 2Sh, BEFT
270 —% B R, T, RN FER B U Ic ) — A 7 AITERE N, 45 DT ey
=ZMBHE 6200 Fa—mOXiBE ST,

ZOFEYT N TR, AP RBFFEOSES~D Cordis £FRFELE 0=k 1998-2002
ICERiEh TV
(fip./ffip.cordis.europa.ewpubllifescihealth/docs/reprint_rec48300_rare_dis_060207.pdf)

o ERMIEREZL— AT —s 7SS AFPT)

BTRIV—LU 777 LORRIX, B, TA4T T, A&k BEHD 4 DDLU A MpbilRE L,
FRFIZ SME DX 4R, EEEHA. BIED SUBR~ORMR, 25 ICHS~ORBORTTEEHIZL
RED, 70X fy MR RBRENTNS, HDRBOF L, BEORBLOLO, THh)1 D=L
AANCRESN 9 2OF—~D—2DThB, BhH7 85 5ik BU RBLUHROMOHgE DK
FEER R4 — ITEBHSBOR A BGEXIBTIILC, BEERRE, 77/ud—HikoY
= -y BB TBLITIA L EN TN, 2, FPT TORDRBOTFIL, 8RR, HBE
BICRE T AULERMBORRZEL . T 15, 20T, TARRIEDRRICERBBINDILIRA), D EIF—
Wi, FRIRBOF/D A TNVREERBFENZENDITETHS,

[FAFT 17O SATIL, 2<ELNT 7a—F BebNBZEIZ o> TVA, ERTESRI v )7 ADHE
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