Rare But Real- Talking Rare Disease

A FE %, il ATESE,

zRgarsmill
BMmmFFZEF

X EF #HxE Aire E4HR

NEW AND ORPHAN DRUGS
FOR LEUKEMIA THERAPEUTICS

1E;
RARE DISEASE DAY 2016 |

29 FEBRUARY
EVGEC S e |

418 ) 5¥RBCR-ABLAEE (&%E ) EaYNRHELE

T RUBR B A H AR




Rare But Hea/ _ ‘ al/rlng Hare Dlseae ‘,

01048023
AT, FI HESL

NEW AND ORPHAN DRUGS FOR LEUKEMIA THERAPEUTICS

g,

RARE DISEASE DAY®
B s E

snsiarrzgm ]
BB HEF

¥ & WEE =XxE FrE

Bl x & WRE Xk FRIEa

WEAR (UBEIFHF)
BRi6gl TH— #MXE FrE
X & NEE IRE HREH
il BEW BRE skE

TR RUBL R BAR H ARAE



BB IER S B (CIP) i

FImRTAY. I, ammHaFM / XER,
B, FINVE . — e LR RUBRRE R AR
#t, 2016.9

ISBN 978 - 7 - 5537 - 6931 - 8

[. OF 1. OX|--@& Q5 M. O5EAEH
—#YF QB ME—H4—FH V. ORI

o = iR A E 54 CIP $dlE % 5 (2016) 4 173250 &

ERmaraml - 8 MEFHAFi

: 3 & X8l &kE SR
BESBE EWE

BERXN BEE

BREBES ®HF R

H AR & 17 KU ARG R A A BRA A

VLA RUBLR B AR B Rt
HARAHbHE Bt iiisa g 1 5 A B, #E%: 210009
HiRAt Rtk http://www.pspress.cn
£ RUBL R IR 0 A PR A
HE R SRR 55
Rl S R R e S A R A A

& 880 mmX1230mm 1/32
# 13.375
¥ 400 000
KO20164E 9 A& 1 AR
X2016 4E 9 HEE 1 KEIRI

ISBN 978-7-5537-6931-38

#EH S
#t 50.00 JT

M3 SFNHIH DB

P 5 A B 5 o A (0] T, T e i) 4 L RO o 46 .



HERE

BEAVBFHER AMBEATEERRK, N THREZHH
¥, SEREEBRERIRERDAHTRR BLEERNEFTZE
INETHREME. B BIEHADNAKAR UFER £ THMUET
MFALEEXFEREZE - ESRETHE. Db, KBRIELFR
FERAEANTRS BT HLRFEANNE. Bl BEZELRBER
HELFENLEATANBEEAYART. ABUEABREEATIEERL
SER I AFNREZELEATR.EAEAREVTHAENRID
WA

ABANBERRETHYDRTIEBNE 3 M.

(BERHATHYIHEF 2011 £ 12 BEIFHRERNFZEA Y it
AR

(ZFRFEFFHYINIET 2012 £ 12 BERIIHRERFR AL it
AR



FEFLRESH AR 52 B AT 23R E 2 F K
VAFAFAE ) — KOERR . 3 =142k , 3 4 B AT B ]
B R TEFIAE R BOR R T A TIRK L FEE, B
5 WA KRB LOFE WG B E IR AL T “ R R 257 5 AR 3
HHRHPROL, REEIRTG XA B2 EANGTr . 3EF, A%
LI Y R0 R AR AR, BRI R EVETR R FE . JUH B
21 gk, ZS MM KR KB B RERE. WA+ 5%
HNRGRE TEAS—FRTFERWEOF AT, ik
RAEF IR BE X — RS AR ARETREMES T
1o R T AAF LBCH B AR BT, Z B EHXIER
R H R IR ASS 20, XA O T S e, BAR
TRl , B DR

prssnnfd] 4%

NEW AND ORPHAN DRUGS FOR LEUKEMA THERAPEUTICS



FRRBRNRITRF B A EERRBENL” B H
B AR R D A H 4 (WHO) R 45 I A B A D
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A RI B E R FHEITA Y, BN E IR
AR EBITE R M A 25 (S FRIKILZ, orphan drug) , A
K WIRIRST P B 5 — 5 #0L  DBOH 25 08— It
A, BT HAth— 25 &R TR TE THRETESE
(s EE AL 4 ) (CNF1)2010 i, st HABZ5 9 Ft. A4
TSR FI IR T 25 4 K 2B B 25 A B R FE Y, B
T < A8 K B 40 K 9 1l (CLL) VA JT 5 25, B FDA T
2008 4F 3 A it b i i 56 A5 28 3% 3 BT (Bendamustine)
Ah, BAE 1997 4 11 A K Bl T 28R E—AR$1 CD20 §
oM, — LA CD20 ol g iy itk A 25k R TR HUAAR]
% #4i (Rituximab) L5, &3 12 ER R, 5 R
B B 47 (Ofatumumab) 4 F 2009 4E 11 A k17,2013 4E
11 A 17 8938 H Bk 841 (Obinutuzumab) B 58 =0H 2.
B AMESEREYT A 2013 4F 11 A LT i BTK # i 57
$#248.%: J2 (Ibrutinib) .2014 45 7 A E1i 9 PI3KS #1455
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(2006) , 55 =UIAEF 8 B (2012) . 448 J2 (2012) %5 4 4k
b6 CML &R AEFRRRYGE FEBRERE
10 SFAEFF RN R 100887 2 8406 ~9000, 4 ATk .
o HE BB RE LRI+, 1089 #] CML B¥
HA 6 Bl (0.6 0) KA Bt I » ik 99.4 70 BH Rt R
F N (AP) SR (BP 24 D H 9 B A A7 R3K98.9 %%,
XEFHABENARBE =M. TUBR, SRR —
B H MR EIET SHEME T RS, WA SR EST
A LT I PR, 6% B BRS M = 2% (precision medicine) Jif
P AR o

A BUER BRI A — B E N AR 52596 T
WL o
FHHER 25 Y, RER T LB AN B . B
Tt BAR N 445 : AR5 — R | i PR 25 3 (FE I B AL
il 253 23 GEMIE EEFET (BEES ZHE
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EEHE A SAR SR . HEfNSsHlE. &
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Xt FAANET 25 BAK 0 I PRI B 7 RO S8 SRR
Bl dnFpSb , — B AR TR, B2 AT A P 2 B LT 4R
7 e PR B4R AR _

JEEIE R I T M 0 (Clinical Trials. gov) (http://
clinicaltrials.gov/)

o1 & i PR 3R % HE M o o0 (ChiCTR) Chttp: //www.,
chictr.org/cn/proj/search.aspx)

T DA AR (WHO) EFrih AKX 5 3 -F- & (Inter-
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national Clinical Trials Registry Platform, ICTRP )
(http://apps.who.int/trialsearch/)
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A
o EHABMHIFICA) Alpha,-Proteinase Inhibitor (human) 1 -189

C1 EEREMHIFA (A  Cl Esterase Inhibitor (human)  [[- 284,288

pIE{t B Alfacalcidol [I- 65

PTdEwIfth  Afegostat® [-76

Pl A Alglucerase [ -64

Pl PG s « Agalsidase alfa ghu - 81

FIfpvE g 8 Agalsidase beta T-78

P 2k BhT Alemtuzumab [ - 171

paf 5 EER4N  Alendronate Sodium [ - 204

fal B EN4E D, Alendronate Sodium/Cholecalciferol  [] - 209

Bl B B g1 4E D, 55 Alendronate Sodium/Cholecalciferol and Calcium
Carbonate [[- 214

FIEikdEfE  Armodafinil  [[-125

P HFES « Alglucosidase alfa [ -48

a4 Ataluren® [[-33

f¥EHeEE  Atovaquone [[-43

PIfLMu#  Azacitidine [[- 316

W HHER  Idebenone [[-17

BWAEHYE lcatibant [[-293

HBEH  Ivacaftor [[-26

BT Idelalisib [ 262

BEFRE Ibrutinib - 254
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4543 Ambrisentan [ - 100

HAIEFXMRPAEE Methyl Aminolevulinate [[- 278
FWE Aztreonam [[-39

WL FRBST  Obinutuzumab  [I[- 296

BZEHY  Ofatumumab  [I[- 289

BEPREYT  Gemtuzumab — Ozogamicin  [I[- 68
BAEP  Olesoxime* [[-90

Bk Octreotide 1-201

HWPG{hEEE  Omacetaxine Mepesuccinate  [[[- 226

B
EdEE B Bafetinib® [ 224

e Cysteamine [-13

DIH{%1#E4 Beraprost Sodium [-119

X T HMEE Glycerol Phenylbutyrate® - 34

A THREN Sodium Phenylbutyrate [ -32

BB PSR Sodium Phenylacetate and Sodium Benzoate Injec-
tion [-28

WiHH  Bosentan ] -96

{A4F& 2 Bosutinib [-207

A HEALHEHT  Blinatumomab  [I[- 126

C
BRI  Glatiramer Acetate [ - 149
BEERPE  Zinc Acetate [-91

D
ERERE  Dalfampridine ] -156

EFIBR ST Daclizumab [ -169
EWEH  Danusertib™  [[- 225
k¥WEE  Dasatinib M-193




AEANH(]~MMKEHLEER

HIEHPT Denosumab [[- 160
#PAfth#E Decitabine [[[-323
THH B Tetrabenazine [-134
ZBHEFE Oridonin®  [I-45

LV E1kEE Doxercalciferol [[-246

F
Rk Vapreotide - 206
25 % %% Fingolimod ]-152

G
B =K Homoharringtonine [[[- 64
HIL=M Calcitriol [-180

J
HRE S4B Imatinib Mesylate [[[- 157

A AAEKI#ME Methionyl Human Growth Hormone [ - 231
n&iEE Galsulfase [-59

K
K44 Carglumic Acid [-40

aJfilcfkAE Colaspase [[- 96
whiAE Cladribine [-158
P8 Crenolanib® [[-81
T At  Crisantaspase [[[- 99
ZH B Quizartinib®  [[[- 81

L

hB AT Laromustine” [[-67
Hr% Je#i Laronidase [ -53
KB E Lestaurtinib®  [[[- 80
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24 ¥k Lanreotide [-203

FZL#E Radotinib - 192

Fl&Ems  Riluzole [[-82

FIZERERRYN Risedronate Sodium ][ - 220

FIERERHNES Risedronate Sodium with Calcium Carbonate [ - 227
FMZEBYL Rituximab [[-273

458 « Dornase alfa [[- 24

iR iAhiE  Fludarabine Phosphate [[[- 245

BRI O IR Oral Sodium Phosphate Solution  [[- 63
&4k Clofarabine [[- 106

S —4% Clodronate Disodium [[ - 195

LybE4EEE Maxacalcitol [ - 249

FEKEW Mecasermin [ -213

EEEWEAEY Mecasermin Rinfabate [[- 266
[ T4 EEeHE Asparaginase [[- 88

KWEFEAR  Midostaurin®  [[- 76

KAgEfh  Miglustat [-71

dHralfth  Migalastat® [ -82

KB  Minodronate Acid  [[-159

#ikdE/e  Modafinil [1-117

N
BBk EPHL Natalizumab - 164

Z5HiE  Nelarabine [[-113
JR%# )2 Nilotinib [[-175
JE&Pi4 Nitisinone J-6

P

WL B 4LEE  Paricaleitol [ - 238




AR B(I~DMMKHBELHER

WK RERE — 84 Pamidronate Disodium [[-199
B T4 B Pegaspargase [[-102

AR E Pegvisomant |- 208

RS HBE(4) Pegademase Bovine [ -198
WEE]fh T Pentostatin  [[- 310

e Ponatinib [[- 213

Q

BEER Oxitriptan [ -23

HEM Penicillamine -85

HH&BJT Trientine [-88

BHATFI# B4 Treprostinil Sodium [ - 111
F8kk Deferoxamine [ - 186

k7%  Deferasirox [-181

#£8k4d Deferiprone [-178

JRUIEES  Drisapersen Sodium*  [[-109

R
AAEK#ZE Human Growth Hormone [ -225

S

=44b—® Arsenic Trioxide [[[-45
YNES  Sapropterin [ - 20

WHIEER; Thalidomide [1-299

P& iy Tetrahydrobiopterin [ - 19

T
fbik$fidE  Tadalafil T-125

fbF| 78 « Taliglucerase alfa [[-1
kBB 7T  Tamibarotene [[[- 61
&K  Taltirelin - 74
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%% Lanthanum Carbonate [[—263
IR EI 4ERiil  Sevelamer Carbonate [[- 261
¥ WMk Teriparatide [[-171

kg e Tipifarnib®  [[-82

e —48 Tiludronate Disodium [[-215
#JEIAH Teniposide [I-119

RAiEE Tobramycin [[-35

FEFIRRPT  Tocilizumab T-219

w
HIRBE YT  Veltuzumab [[[- 295

Y EE  Tretinoin [[[- 54
YR o Velaglucerase alfa [-70
HEBfEE  Vismodegib - 274

X
Vi ABAE Sildenafil T-121

Pafth2E3H44  Sitaxentan Sodium T - 103

Y
EhEFIRE AT Bendamustine Hydrochloride [I[- 238

IPRLFEIE Doxorubicin Hydrochloride  [[[- 16

Bt HARAE  Vardenafil Hydrochloride T -131
R E MRS Arginine Hydrochloride Injection ] - 35
B KIEERR Mitoxantrone Hydrochloride [lI- 37

RN IEE]  Naloxone Hydrochloride - [[- 94

MR E 4Ehili  Sevelamer Hydrochloride [[-257
HMPEIFEZ#E Cinacalcet Hydrochloride [[-252
sk 2 Idarubicin Hydrochloride [I- 29

W ZVk~r A4S Eperisone Hydrochloride [[-80

PHERERS SN Ibandronate Sodium [ - 218




