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A BB F WRIGTT 251 BT W A R E TR I A 2 (BAR IR
JL#Y, orphan drug) , A K5 WAGXHEIR T B I 5 — 2 ML i D BB 25— H AN 2
T A — 2 R TR W T RS R B E 54075 56 ) (CNF1) 2010 Ji, s
YT IREEREFERALRSERHZ, G1ERE FDA T 2011.2012 4EHt#E
TR BANIG ST T B S B A fh R H B8 o (Elelyso) , 16 77 98 14 27 48 16 19 45 53
CFTR %057 #Em) G551D RARMIHT 253R K 46 (Kalydeco) #0131 £F 4k 44 5| 2 Y e iR 43 Wb
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HANE /D TSR EFE AR L s B A . IR R
/N TR (NME) , HAb22 5543 Foll . B RIEENES R TR RLE.
ARG S 25 BAE 2 8] B AR TK & 12 AL # 1B i/ i %6 T B, 4R 7 RO UL
SR, B R E A 25 Ik 5 TR IR REE .

TR L IR EAE R E 5 GO TRk o R gDttt o b v i, B R
W7 s BEAAA M RIS FRR BRI IR, B 15 A AR I8 A Rl a5 Ak R 2250 . Rt
e R AR ) AR R T 2T, 3 — 2 R AR BB A RN, A ES 55—
215 1 R I S A 4 AT UL, T EL AT BE A 58 & R BRSCER R B R AR . BT LAA
PR BN — TP 3 R B A RS %

XY GHRSFRRE R A Y5 ERRRE AR IR R WA %R
L(DOVEE” (pen) ff. BIUN:0. 3 mg/ke/fA, TR BABT AT HZEN 0.3 mg.

ER R I — SR A E R BR BT R R HT 28 (R F 25 B T A Y i i dh Fb
KBZL, HPHERCE TR FIADTRITE R, o5 hl25. (EHR2 d T Y 5 H Rk
e, R AMEARRER S HRGEHN AT T2 I BB AR, Bril 540425 6 AR
AR A ] it B I D 25 o 1 PR I DT A 32 B 4 i 2 et s 00 R 1 25 5 i
Wl (8], N ELAT [ B » B 242 S5 505 A S 200 A R A AR LA AR ) I PR 7 28 AN A
B AT REFIAS RS, J7 B A JRBT 25 i AT B AUHE . AR BB ST 24 i & Ve R R

AFHREZELP R PEBER AR L VA BEFNES, R E OB, %
B T ARy T4 S48 T LA B BB

FBHRE 7 » I XA /MY ] 5 W 8 R PR BT AR & f it — bz
LABHNGITTRRAXNE . BRT KT, AR Z AR, B & A FIRIE.
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1B 1% (genetics) BT FE 5 Bl 45 IBAL Y BRI A B G 15 1) iR A0 4% 33 Pt % 45 B IR 5K
BA=AJr. BIEYRNAREFEERAEAR . EREEKRERFEE S 48Nk
P55 385 00 5 O A% 338 G0 5 18 12 0 R PO O Q% € A 47 g it A R A AN B DR e AR b 1
BEREE S B E R B LB ER M LG IIRE AR 8, U MERE F %
P 1 RIBIL 45 .

M 1953 4R E 7 TP F K IRARF AR 1 DNA B DR BEST T 4R » 20 42 50 4F
AR DNA 5 T AR i 07 B AG T — L2 a8, 1 38 1% % 75 . mRNA  tRNA B
PR DI RESE U JLF AR R 20 42 60 4FEARA 15 LARIE B,

St F R YA MY E R SA B A RERE . 7Tl e 3nk
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B AR (3 B LR PEXT R 56 2R (2 R A4 G AR B A RG24 TR 40
TG AR A Y SRS ERVFZ G » A B #i R Y T R .

182 TR A 2 SRR T R R e LA % R Al 44 P DD B T 9 1) it B DR R R 1N B R
ERT AR F 1R R &N T T T B s — i T T e F 5. ¥R
FERANEE  CAHESRKKT S, FE—DEN—-FEHRE, — RPN ARE LT
B R E A XA SR — 0 TR E R, B BRI SR R IA N
fE 1959 SRR T 2B LU , RBVLHEE RG] T F 2R BEEXNER. B
Al » e R i A& 2 R R B A5 2 T LU BOR BRI U 2 — R T AR S i iE BRI — .
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HE I SR T YR A BB 20 317 A A PR TR I LR RR 11 X R AR 2 i — RS, E Y
WrtR TR,

MIBEEEREIN , A4 A B — B AL AR e AR, BT LA A%~ S0 _E AN AR
HEYIR RN ER . NRBREF RS R E AR K B 55 AR EmEYIA
K, Tl ZR AT AU LIS ULF RBR T ARK B EBTIE .

B L HIR L SCER R TR 5T B RUSDR R 4 . 40, 40 5 A~ R 40 a7
L £ G R s RAEREZITIR R MMEAR B BRI BRI EH R RT A
38 1 2L, s S i A5 2 BT ST A0 2 S R ML B R (G ) s 25 i AR 2 U = T 1B S AR 259
SRR B R AL LR ) R

ML R B2 e RASGRAG 21040 3R ERTTE A SO i AL B
A 5 5 DR384 27 WIBH T 3844 5 (R S W RTUB)Y 5 D10 A 2 T Rt 1 2 IR ol RSt A%
RIRFHNE . AEYETTEILF IR R A %50 SCERH DT I BT i i R A R4 7
B PTATR N . STt h i E 4 DNA HoR skt & TSR O B8 o it 14 % it
RPHAEN TR,

=, BRI ET R

BE2pt i 24 0 H IR T R 5 5 AR MR FIBR I E R . YIRS N
TG I AH K B A R HE BRI L TIPS 2830 2 PR A% JE BRI A% AR R B I 4 B 50
TR X AR . TERHAOK P b BFFEE 2R i /R BEAL IR R T 4R 4 b5 Bkt
K K X — T AR ALE I T ARES R R T E X B EHE R, —BRERN
PR B AT B A Y XS AL R (B R R R PD #EAT E L BT . X T iltfeth
BH B ST, ORI & JR R SR B B S0 2 R 2 B R 5 | A BUZ5 it e oo, RIS 2
B R e e 254 SR

REAE BAR A RATG T L EMBIEH  BHOA R R — Rl (e 5ok . MRAE LR
FELBRE-IEEEFEF. IENRNARESRIEPE —EILRSRERE, XL
A BIRALBESE T — BT R  E— B DL T 2 5 3040 3 55 5 5y
. AFZAEYFHUH BB IE XFFOLE AL (R S RA B A X LA EH RO
FHFIRHIET AHAREZ R MR AR X ES . XEHUEAR A REFMZ
HT R A SF 11 R 2 (o 503 4 4 L FF 2 T PR ) A 4 o DA T B A SRR A o 8 O ek 98D I £
LHUAI BB E .




N PSTIERE N

R AR B RGH EE% RAREE— M F . AT A F Rk, IRART
DIFESCK Z b %t DNA #7849\ REIMHAUIERE —# % ARSI R R HF 5 MR, A
F il HUE H DNA F W7, #RJ5F1 1 DNA 3% B Bl i 26 F U 85T 14 82 38 2 6 A [R] R R
% DNA FWiis 5 —iE, ] IZK8E 4 DNA, F4 DNA H AR E % 8 1R (—
FEIIE DNA F i, A CEEED B, XEH SR ERE YW ER XK. BB
AHE T, HASE TARIE IR A KX YN E SR IF S TR T LU e e v ok b 3%
" HEARI R DNA F I, 3X — i BB AR N 7 F Sk .

DNA i 85538 i — AR 0 B A B8 = W (PCR) I BR B ATV 3. A R4 E M
%# DNA J751, PCR AR AT LArEE f Y4 DNA FREXE. BV R TERDCEN
DNA #E7] LASEATY 18, 208 AR % 3 8 H T DNA %, B8 45 & DNA K51 A7
5%.

T, DNA il 753 HF A

DNA 1 Fr 5 AR 28 A 2B 52 rh R R R () — A B AS I EE R , B (AR BT 50 4 7T LA
5 DNA f BB BT . i RABFME RIS T 1977 425 & th R iS4 11 81 Fr i BUAE
B £:4 DNA fll 7 i) ¥ BF B FERX —BORMH B T . R E N TREB X 5 A FEBM A K H
DNA R #ATHE5E

B T8y B 221 AT R, T ELAETHRALBOR BRI BY T, AT LUK KRR IR A W7 B9
M REHGER I IF AW (AR A AR AT E L2 M. XA BB A
e NKZEHHFFF 15 A RE R A TR LATE 2003 4E58 . FiA 7 B0 il 2 0 62
ARH) % J&  DNA Pl FF (9 2% FAROCKREAR , 7 AT 508 A HEE KN E — > A ZEH A5
BRPrAREER] 1 000 EITTLAA TR AR TN B AT BE

KEINE f R PSS BAREAE 1T — 8 0 B 98 s —— 2 X 4 “# (genomiics) , B
FLE A LA AU B R AIBT A Y i 2 R P e AR . A 22 R B
IR PR B2 DA R B T SR A AL W B

AN~ BREEIRAL A B SE R
HAE RS B RYINIE . o T B2 M A2 B 9T 10 02 1 912 1 PR A

NEW AND ORPHAN DRUGS FOR RARE DISEASE THERAPEUTICS




004 FER#mETHH

RAE A MEAGBR AL 0T R BT UG 2R X T B AZ R I R R R E E 28 TR Z 10
T PRI WA LIRS P BOR IS W C S B ETHE) s FE L8R M AR I 2 IR T AT
o, s A BN R R, S EIRME 2 X R BN Y ML M AMFE
By, A% TREORIR ORI T R ENIR T IEER R P, AKBAAERT R R A
SRR, .

BEAPI R ABUEY R RIRM T —RIIM Tk, BRBEENGTRELEH 4
AR BEFR BTG G A 3 BN S REBABOUA T H M BUEY R R —1
FRHIFERE . JEAE AR 0 001 16 L 8 A% £, SRR AE A0 A B L IR] DNA 8 48 R %5 3 4
oK, SR8 RE TR A A B — B UL T IRRAE AEAL B K R, MKW ROR A RGBT
e DAy e T A R A8 TR

WEBIEHE 0 TMBIRARA T 2 T2 F B 45 R E 4 DNA $OR. AR
AR B FIRMZ 0 TREFHR W, HEEZNARRME LB ABBEE,
XL B BEFEX B TRIAT R AR . FEIRERS b, STR O 5 A BT R (SNP) 7 53
R 43 5125 AR 2B = DNA AT BOR B0, Bk BRI A B B 2 4514 (RFLPs) |
A AR B R IKE E P S £ A (VNTRs) B AT T & R AR K R 0 £ AR . V8 kB iy ¥ i T
HAYIBAR , DNA 2347 Kk EYIIEAR AR AL 7 B2 T SERREE I - Be, WIS 2 A
PRHERR S BER) T AT USR] — A B KF . BEE DNA SR B9 K B AN A DNA #RE R 5
B IKE OB R EE T BMER. KT EENRTEECERIER RAK, B H
PR LA AR i —F 7 k.

P
WL K B S R — BB AR (l (A




0303

0314

0405

0602

0703

3]
Rim®w 001
#b %) EEE o Taliglucerase alfa 001
SLhivkERpy 005

Z£-R 23T Levocarnitine 012
YA Idebenone 017
MicTe 022

$£I8ES o Dornase alfa 024
BEHE Ivacaftor 026

fo45& ¢ Ataluren 033

%4 EE Tobramycin 035

S B Aztreonam 039
EEE W E Levofloxacin 042
FI+E{EER Atovaquone 043
fERERES Pancrelipase(Ultresa) 048
fEfSES Pancrelipase(Creon) 051
[RASES Pancrelipase(Zenpep) 053

FREEES Pancrelipase(Pancreaze) 055

fEHEES Pancrelipase(Pancrecarb)
BEREES Pancrelipase(Pertzye) 059

X-ESENR MAEmER 061

49 0 fR3B & Oral Sodium Phosphate Solution 063

fal sk B4k E2 Alfacalcidol 065
M/ REIHFLE 068
b EEAK Taltirelin 074
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0711

0717

0902

0910
0906

0911
0912
1001

1002

1003

1004
1005

FR#m&ETHH

MERMERREL 077

=/ Z k2 #) Eperisone Hydrochloride 080
Fl &M Riluzole 082

kiAHiZ= Edaravone 087

BLF|) %7 Olesoxime 090

A&+ 5 %E Dexpramipexole 091
AEXERMABBESHLITE 03
ELFR 3% BE Naloxone Hydrochloride 094
HEANERRAR 102

JE 7D F% 4R Drisapersen Sodium 109
fk#&F 7% Eteplirsen 111
REFMEFFR 113
BREMNERAR 114

A3k fé Modafinil 117

P& A 3E 8 Armodafinil 125
FEXRERANERE 129
RBHF-RB|ISE 132

BRRALE 135

WSk BERS Zoledronic Acid 146

K& BEEE Minodronic Acid 159
Hbi#% 8 $1 Denosumab 160
BREAERL 168

4% 7 PAAK Teriparatide 171

BEAE 177

B4t =& Calcitriol 180
HITHERLEEABRENAR 189
REGETRERS 197

4 & 5B — %X Etidronate Disodium 192
SR — 4 Clodronate Disodium 195
IR S — 4R Pamidronate Disodium 199




1008
1101
1402

1406

1410

B¢ BEBR 4R Alendronate Sodium 204
B BiEE 04 D, Alendronate Sodium /Cholecalciferol

Rel £ B g4 D, 5 Alendronate Sodium /Cholecalciferol and

Calcium Carbonate 214
ZEBR — 48 Tiludronate Disodium 215
REEREFL 4A Ibandronate Sodium 218
F|Z BRE$ Risedronate Sodium 220

FI 22 BB 45 Risedronate Sodium with Calcium Carbonate 227

HERBEAFE 228

OAZAEEE 230

BERARFWRIERIBLE 233

(] MEERRFMRELHE 236
1837 S4B Paricalcitol 238

Z P &1 EE Doxercalciferol 246
9785 E Maxacalcitol 249
ELFEPE AR ZE Cinacalcet Hydrochloride 252
HE S48 Sevelamer Hydrochloride 257
W S48 Sevelamer Carbonate 261
%298 Lanthanum Carbonate 263
REREME 266

£ -K£ME &% Mecasermin Rinfabate 266
lo-BUEMRZIE 271

ICD—10 C44 EBEMNRBESE 273

HEETE Vismodegib 274
REFREL B ES Methyl Aminolevulinate 278

ICD—10 D84.1 BEEMmBEHEAKM 282

C1 BEES 4% (AN) C1 Esterase Inhibitor(human) , (Cinryze)
C1 BsEsHD#I#(A) C1 Esterase Inhibitor(human) , (Berinert)

{22 Bk Ecallantide 291
E-REYT Icatibant 293

003

284
288
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ICD—10 M35.2 BHER 298
7bF| EERZ Thalidomide 299
L FFE B3 Infliximab 305
MR1 BH@mEBHABXES 312
HR2 H@mEBEBEXIXKRS 315
MR3 EREFHBPIR3] 319
PR 4 HERBHMEIRS 322
(RRRETHRD D (ZERFBTHMID WRB ARSI

325
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B o H—BRRREE 1, A AN E B MREIALNT &, Mr = 60 800 Da, A%fh 5 RIRFFAER
NIRRT RE AR R 2 bR AE N R A WA BB C- AR 2 7 ANEER. R
B o B—DMEREEALOLSA Ko H B R R ED . A o (O H R
A U (R SO 4% , BB LA 1 L A L s A B e /K Ak & 49 32 4 (carbohydrate recep-
tors) S YR TG 12 40 Ve R TE R ST K BRI B UL .

(IR PRZGER ] A% i B0 A W A i /K fge , A6 ORI AR AN S b . e PR X, AR
AT A /DN o BB IR /IR B A

I R 45 R B (n=29) Bk TE St 30 U/kg 5% 60 U/kg, T4 1 RIS 38 A H &
253224, 30 U/kg M1 60 U/kg BN B 41 A FR AL E0E BR 3 (CL) 4351024 30 U/h Al
20 U/h, PSR AR(VOTE 7. 30~11. 7 L, ZR1R T B L35 e B sk T 1%, B
FhRI B2 0 P LB R L B/l 18, 9~28. 7 44, AGRTF AN BN SHEELRE, W
MABHEREAYA, BLZASEIALHEER., BEEAALREETIEMN.

LB RLIE ] A 5 A B bk 1 i ELK S v B N iR IR T R i e el AT L &Y
R R B A R RIET (ERD.

UERE ] 13 Bt (anaphylaxis) - 5 BT A &bk v 8 B %] 5k — 8, 7R T fE ™= A4 ™
FAS R (allergic reaction) , BEA G BE# AR TR Ed RN, —H 4,0
PSL RS2, TP IR A T XTREVAYTY « B IRURN (RS A A5 R L) B s SR 2 7 % A TE R
f 24 /NEF N . WEERIATE A 44 %6 ~46 %6 BB BRI B LSRR AL« Sk 9 1604,
FEERATE 6%6. 2 0 7% B35 SY . HBRE 7% B 5% METHE 5% . F R AR
7% JRET 6% . FLAR IR AR AR R N ALK - UK e | B S SR K L B A R AR L
XL IR B R LR, TTTAATEIT . MSh, AR GESR B B 1) S NS B A AR
FEAL B 7 T , A U A8 A v R B R PR DIRYT , NPT R R A . W TR B AR E
SHREIRIT S, 2R AT 2 58 DU 4R e 25 A HAN / S0 R S 3, T o s o e i 9 B, 1B
AUBEENERLE.

ZHABKRES BX.

ERIIE L A S R T A AR W T et . TPLI A i 24 ¥ TCOF ST Bkt
IRARENH RS AR HEME . Fth, YR AN R EE.

ILERAZ L e EAAE R MRS, SA 1 6 8 ZILBHEE R EA R (F
M4

iR REFH YL E.




X% 003

HYHEEIER BTk ILIRE.

[(ZRIE] X,

[(ARRE] # AR, R E 60 # (5 31 &£ 29) 48 13~74 &, 4 F
A KR E 11~73 U/ke, 8 2 RS —W. Hh 24 BRI 2 48,4 BT 3 48,
HEMA BN R BN RS RN WAL . A 16 EE N B REN K
JR BB o S5 L A T T T AN RSO R A B B

BEBEITHPRE =32 KERZ10X A B RN A BRI 44 % 1 I 0% E &
U/ SRR 220 JER /MR 1926 3 1970 31 1300 MUk 1304 SRS/ B i

CER OV 3%, RIRE PR AT WA B RN (220 A8 8 57 R
MR IR B FRORERE VS L Sk O BV R LB L AL SRR K LR EE B R R
A MR RN Z 7 MR ANE R O AL LR B RS LA B R VR IR LK
2 R KRM SRR R AR BEALD .

5 H A i B BRI A S BB A 1eG BBl (ADA),

(AESRER] Bk &R 60 U/ke, 8 2 J—K, B 60~ 120 4380
. FIRAERN ML, RIBE N BE G T B MAERMTERFE. FBIHRPIRK
P, FIEYERALE 11~73 U/kg, Bf 1 AfiE—K.

BEIEAMRAFRTERYT 1 B ERE, 7T SURMAIH R o« 8800857, IR BEE
AR RGO, AMF R o B, 714 FHERFI&E .

AR AR A GG T A KEESRAKER G, BH 0. IN TR ENBHEE
RAAEN 100~200 mL, HEFEKET T, W) 865 B B R 24 1. 3 mL/min, £ B F TR 52
B FEEE A E 2.3 mL/min, BB EEBER TR E, AEOTF 1A, Bk
PEmt, 4% S A8 200 U FIKBEEST FZK 5. 1 mL WA B 5. 3 mL M H W, X
5 mL(EFEH 40 U/mL) F A 0. 9% SALSE SR BZE 100~200 mL, it

A AR 200 U (U — RS R AT E SR . B i AR B M R <7
BHOR . il % B R {3 IR E 45 & (low-protein-binding) F) 28 #% Al 1 26 B, A48 = P AL
REAMEBEELEEM 0. 2 BOKILAR M TEDS .

AGABKABULE, FTER TREZEEAGELT 24 /at, A SART A
.

ABAGBIER] 7= S B S RSB — K 58 . WSRANBESL B L X B 1 52 VR,
B AT T VKA 2~8°CHZ 24 /N, REOBGCIFABRE . KRAZBHABN TEF.
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