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WER2 HENL, TRENOBIME T, RN 7 1Y AEEFFIELTOB ALK SRR fifk
DEREFARDOBRINIRN 74V AEE P F —DH TR T 5%y N —J(EPNET)%
HBETBIETHD,

European Porphyria Initiative - European Porphyria Network (DU =741 & [
(http://www.porphyria-europe.org/)

The Drug Database for Acute Porphyria DV =7 %A &8
(http:/fwww.drugs-porphyria.org/epnet.php)

T MBI R o DD — 2 DR
7Pz s N —F— . Universita degli Studi di Milano, A%Y7

FO PR BRKE Bl E Y —Rhh O EHRF PIZART3DOITRECH S, BRI 7L,
F—IBRZ L —HORZREBIITEBERE R FRRNR BEERAHENEUATERD
B THD, TNHIZDOWTIL, Ml MEDYRZEFTEL /20, MEEAILUADFERIZL DR
ERHEIZL T, RIBEZ B/ MBI A AL TEHH, IRFRIENELVWESbHD, ZDREICHE
TREBET —F—X (F SRR 7 —4 X —2Z(RBDD)) iL, BBR T —%, BRRET —#
(FRARBMBLUOREREERR) . BET —5 (RRERORIL, in vio REBER, HARTRH
DLEHE) BIUWRRT — 22 ETERI5WELSh T3, LL, SN F—4i,
T U AR —ADBIHRRIARTA R TILT, BERZ DI REBORBIELRETEBD
WCHERA AR FRe 2013 +-5TIRARW, 207, 207 ed=7r 0 i, ARk
Y H—BDM Iy NI — IR AL, AFT BT —FEH0L, BAAITIL, BRI — 5 & SRS
OB DX vy 7538 | ERNERHMCEREOERFHBE COBKR Y — 1 DLohy LI
BIRERMETEILTHE,

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

Threats to health > Rare diseases)

http://ec.europa.ewhealth/ph_threats/non_com/rare_8_en.htm
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23.14 BORBER-TVIARBERNA=YTFT2DMOMRB

o AL
Groupe Pilotage Maladies rares / Stuurgroep Zeldzame Ziekten

o TAHNT
HORBLRLRCH DR BAEEMCET A E#R 5 —
TNHYT FH IR BEE ST 2009-2013

o Fuw—J
Froe— IR RBEE R F—

o TAVFUR
Viestdliitto - ZFDEBRIMELF—FobT—2

Harvinaiset Sairaus

. TSR
FrOFERERS72-(2005-2008)
TGV AR RN F—YRb
GIS-Institut des maladies rares
FORBERREY R HOERB~NTS(

. B4V
DR, the Networks - RAVETEY

o ANHY—
Velesziiletett Rendellenességek és ritka betegségek Orszdgos Feliigyelete (JERER BB N
SRBEN AT RE I )

o AHYT
Centro Nazionale Malattie Rare

Rete Nazionale Malattie Rare

o NIEVTINVY
Groupe de Travail Maladies Rares
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o« F7K
Ao HDEBRABERMEEZRS

o INVy=A
Senter for sjeldne diagnoser (F/VZ Wi 2—)
FRAMBU # &5 —

o« KNIV
Programa Nacional para Doengas Raras / &/ AEZF./(81 KB)

o ANRAY
Centro de Investigacion Biomédica en Red de Enfermedades Raras
FOHR BRI 1999-2003 (A1) - 2006 (18,5 MB)
Instituto Carlos III — Instituto de Investigacion de Enfermedades Raras
Enfermedades raras en Extremadura 2004 (Z Rkl N il B BERL 7o 28045

+  RARL—FV
SmégruppsCentrum — AT —5 V[EMFHDFRBEZ—
AT —F AR ERHDRE

o IR
BMgaly =V SREIN—F — (MR
HEER S A 7B DR E DR F—Y Rk

NIH - #DHEER

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

Threats to health > Rare diseases)

http.//ec.europa.ewhealth/ph_threats/non_com/rare_9_en.htm
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3. BOBRERBOMBILRINTS
 RKOEXZHNSBORYES

FPERRHL, 7AYH-° EU M E ik 2 2B A %4T > TV BT, ATE TR, AE T
FHORBROWRICRPRROERGITE L, TOBMRREIKKBLE DIIRBURERAL TV
», B8543,

> FAORIBERMPATEOHELS

EERBOMIBIILES . ERBRAHIDD, WEOCEISEOFEMBELRL TRIAICHY
WRBRBODOFIIE LT, TORK R, FRERSLLTENSNSS BIRIUEN THS,
| EDizh, BEARIT EH%OT R LB THE, SV RLIUE, BRUARBRE OREOH
CEILTE, Z0%ENIE T OFEEERHEEDE VAN, EXRLOHBICEETHRT
BB,

LZHH, FHPRBOFEITITRABRE A D2 TRBIC L ERLERE ORERVEEL Ve ITES
SO FEBA R AE S TIZRVNEYH, FTHRERLORFER ISR AOEIR 2 RiAdianNT
ERDIRTpN, ZOISITTEHUED/NS W DPIRE IR IR, ROROBE AR 2 /513558
BRI UL REBEBEEZHEL. HORBERMOMBZRL TV,

> FOBRRERR T HEERE

LARE., D BREIRICIIT DEEMOF TR - WiEd =y F HE T, N F v+ —EREDOLR
ENFLRo T, LOUEETIE, BHBRIHO—REL TEDOLNIBERELREL (Wb EY =R
Yo7) DiERRERY | WEEELRVERECELEE REL T EBHER 5 XN/ PR
EIEA O ICHE H BB EoTRY, GSK, 77—, /7T RRE, RFEMELEDBA
BRRVTND, Fie, £FRARERRMC SO 3HDHRRERLEEERROESITITE, M
BRICHY | KE T 2000 FEEEICZOEENEHEL TS (Cote b 2010),

KkE :

K E DA & E S FH(Food and Drug Administration, FDA) X DR 75 B 254 B % /5 (Office of
Orphan Products Development, OOPD) 3R BL , /R BIGHDTD DERESR, EFEROMREE
REL T3, FHORFERSBEREEDTDHIZ 1983 EITH ESNH P RFRERRIEDOE 2%
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1 O0PD DEIEZL DS D ThD, % O0PD iZf DR ABISHED T — IR —R 5 #5 EAE
FLTRY, 19834F 1 B 1 B URRICH DR BIARELL CRER R L - E R A B LU BRIE R
EBTTTRETHB,

DB E R RIEOR EURII A DRRERR OIS Ehidd i<, HIER 10 £ Lhshe
T PBRMRERRRIT 10 ITHiTleh o7z (Haffner 2006), LAL, 3ICHL CHRRIBEDEBELR
I RBORE IV HPRFEEROBRMEES IR, LHShAHVRBEESOBIT
IREEIZIANL, 2009 48 7 A 20 H ORE AT 343 DEERLAEWMED LTSN, KERREAID T
W3, '

FPERERRERETOIRNERRICH L TEXONAEBHEL, Mo 554488, 18R
Tuba— LR, LA ORER, Efi% 7 E£MORTEM SREOMIZ, 3.2 IR T
IRRABRE R ~OBBUERDH B, 20 LRI A EHORBHE THED, BRTSEUIC
B AEERERICIE TN TELY, REIST AR VERER M 2EBHEBO XX EE
THD,

EU
FHOBRERRIFICLIEBEELRTZILICLY, KEIZBTEH D EHERDOBRBIREIR
LIz %3iF, EU T 2000 FEICMEROEESHIZIN Q001 £ X0HETT). SRR RE LT3,
Fr D IHRIRIE KA OHE B TR E 25 T (Buropean Medicines Agency, EMEA)D & D RBERMLER
£(Committee for Orphan ‘Medicinal Products, COMP)DAREN G I 3%, FRARFATITbNS,
FHORRERDERARTIMES LI TEXONAEBHER, EHEORTEMEHE, 7 uka
—AERRSHE, LT REF RO, TR 5B LBEITHY, FEMiL 3.3.80R T, Bl
Iz, ﬂé@aﬁv%%E%Eﬁ%ﬂ%«m)ﬁﬁm%mﬁ%’ééhrv\tzu\m ZORDYIC, KELY 3 ER
vy, 10 0 LI SR EHERRD LTS,

3.5 8ITRLI=DIL 2001 £EH5 2008 4E 11 A 8 HETIZEU C LA 2B -FLEERIEEEXK
it 50 4 B DURNTHS, R K E CIRFERBA B/ D ERREEERIT 34T T 92
fa BT, £D3%H 2000 LRI H /D BEEMIEEEZR T 0 63 §t B ThoTe,

1 http://www.accessdata.fda.gov/scripts/opdlisting/oopd/index.cfm

2 2004 £ 0 HIEERIE ARTIC IR E g i EHAFnI B b RETH > 228, HIERERIE, PR
RAA T & B LW AT ENBERHNT S, 2 2 TIFRBIEIC LD LHFT 2B EER
DHEPIVA LT 9 TENT B,
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> FOERRBEERS~OBRET IR

KE, EUMBEERFIZRWT, HLERGEEORE - EEIL LT HHICEML>TIThh, —
RBOBMHEZHILBSTEIF P ERRLL TRESHh, EBHEENE526ND, HP ERMIEEER
S ERLEREELZIIALOO, LTI, MERE, RREBORELZTTHHTASE
DIEFR N FTREL 2D R TIXE DD EISZHLEEDLYRAR,

EHHIRERRELS b, EREROLZEM - AMERERT D ORE THD, KE T
FDA IZ 15728, EU it EMEA 1ok 2 ik s k7-i3 EU M ERIORB L2 T T, BEXEE
DFRFENBDHLNSB,

LR B, 2 DOERMNERICIR BN AT DITIIMEDORESRLELREH, RETIRE
BB OMEEIL B BEiEE o TWAD, EHTHFRAIS TO®%IL, BEDIRFTLZHIATED, ZhuussHt
L. EU CIIMBEEREREAM 8 ICMiR 2R EL TRY. EHFREE T BEI, AEMBEAHR
ESNAE TIIERITIRTES 2V,

&bl HVEESN EHE LSBT, REMHESRESN Th, YRESRREREOMRIT207
T, 2LOBFITFOELERTHILBHIR, FlxLZEE D NICE 11 2008 4, BB
R CENERL AR EROLFHERLRO L) REEZRL TV, FDRFICRBLILEE
BUBERERMICT7EATRHL. HORFRERLOMBICHL CEBREEBELZRITHITR
{, FOMOMEFH IV —BRESWALNHFHEIND,

BE
Cote, T. A. Keikar, K. Xu, M. Braun and . Phillips. Orphan products: an emerging trend in drug

approvals. Nature Rev. Drug Discov. (2010).
Haffner, E. Adopting orphan drugs — two dozen years of treating rare disease. N Engl. J. Med. 354,

445-77 (2006).

3 EMEA 2L 3P AR OB AIE4E EUMNBETo L#S, MEAENOKBOHRITIIABELS R
ZEIZBWTO ETRBHOND,
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31 BOEERERDERORE

> FPERMLOME

O EEADBUTICRY 5L, HLERRIIEREENS:

o FHYERLIDERHEROBHFERIZBO T, BINEST 1 HAHR S AKBRBALTNSE
MR ENTERPBERTIERABORE, FHEIBREERL QOO B5A (FRBIZETS
)| F3,

AMEEITEERETHRBE I EE»SBEORBOBE. FHEIEREERLT
BY, EBEENRVGEITE YBEEROTFRIR LEAZORBRERLEMRIDLITE
ZIZWGA, BLT, : ‘

WK BB BNT, T, TR T A0TSR FEBBAENTORWE S, S0t 204
SRPIESFIET L, HRERRPLRRBOBBE RS RBEELIbTILNTEHLE
xXbIBHA, |

S ERERBIHL TRV ERRIEEZIT T, UTICETIHRERITEILNTES:
- BB aba—AER R (RE BRI TORFERBE) ;

ARFERF AT (10 £RROM SARFEHE) ;

SENREBHE (FEBOBERAEILRER ;

M EBEO BRICHEAPERIN T3, BIlCEDLN B EHE

€2007 £ 1 A 1 B, HPEERBIZUTOVVOFEEEEONRLRS,
s BRI uba— ERFTIRE 74— Ty IR T 100%BER
RAATEA I L T 100%BER
FTARO LR R R BRI L T 50%TER .
ERFEEE D (BNEEICORER) LHFARRE | £ 5, LHTROERITHLT
50% IR

2007 4EDZ; /0 EE 3E5h (orphan drug) ~DFERIRERERIL, BRI 3 EHEL4T 6,000,000+ —=iZ £,

4 Hil: RRONZESELFF 2007 http://www.ema.europa.ew/pdfs/human/comp/29007207en.pdf (2010 £F 2
B25sA7U+kR)
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> FivEROYE

FOBEREIT, BRMEATL AR S ARMBHSRAL TOIEME B THRR ST BERT T
REBTHD, ZOEFIIDROISIBbhshb LA, BUINEEE 27 7 ETH 246,000 A
2 E2, ZD5HDOREL, BEAREEN 10 AL A HBNTENIDS BICHFRE DEN
RRICBALTHS,

_ RFE. 5,000~8,000 FEIFD BIRBFH DEFBBIEETBEHREEIN, AD2ED 6-8%, BV iz
FUTERNIES T 2700 73600 5T ADBRBL TWBERLNS, EEXHNE., 58 5 BE0s
TR BRI TS, '

LR REERREERIE, VY — A EBE ., BIRE BIAEEE (PDA) | RIRIERIEERY R —T R
(FAP) B L UEIMERHERE 2 X2 S D, W KO DOF DRIFOIERILBAERL/PEHICERND
BABHD, UL, BHIKE, HRBERSL AR A MFRRE ., S0% LB SR/ HRF
XA RIS B,

/DR D 80%ITBGHRERABBESNTVS, Zhbid, HED 3%~4%ITHEL TS, £D
HDF BRI, B GREEEIIVANRE) BLOT VAR —IZBEL THWAD, HEVIE
B UEEEDREICL LD THAS,

FOERICETAEEN B IUREHHBIIRRL TS, HDFRBIZETIEMSCRROE5K,
ERITETLV MEBERER RS SCERASII LRI T3 — 5T, ERIZIGEZA01T 1,000 RGO
ERHRTHY . 2SR RSN LTI R BEEESTANHATHD,

BRI BEADE 7 IR WFEEHTBAF AR A B ((FP7, 2007-2013) i3 A D IRM O FE4R R 5T
LI TND, O 1 BFE T, (BUREHIRT) AT ORRISIT I DAL, FERER D
ERD BRRAL AR L RE T AR T SR R IC E R 2 B

RoW%H, RERBLIUCRMRER;
WRAFHISRIRA,;
BLRRBLUPESRICHEERITTHRE

BHN-MEIT, BN, BEBLOWEN T 7 7 o—F 245 % RR T D DOERLR5D,
FP7 IZit. I HBRADENL A FARRH (LIORBREN) T HMED R EN TS,
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> BEY=THAb

European Commission Directorate-General for Health and Consumer Protection :

http://ec.europa.eu/health/ph_threats/non_com/rare_diseases_en.htm

European Organisation for Rare Diseases (Eurordis):

http://www.eurordis, org

Orphanet:
http://www.orpha.net/

Community Register of orphan medicinal products for human use (/> ERREEICET H1ER) :

http://ec.europa.ew/enterprise/pharmaceuticals/register/index.htm

887k Framework Programme for Research and Technological Development (FP?) :
hittp://ec.europa.eu/research/fp7/index_en.cfin

- 509 -



