(osAR =)
RAGHE - WIS KD B
1. E%W’ TRHET 5 R
NS INC =S )
v 7%, | W BEHIE
(BE AL 5 NPO 1= i #Ew AR E A Wi = )
™ fEA
(K4 )
1B SE A AT 2 (& 4 HE)
(D 2 HPBCD
(— & 4) | @-erkexyrobnr-g-v7usxA YY)
. Trappsol (K
o 4 ppsol (k)
CTD Holdings, Inc.
o 4 4 |
B NANVRRGE S
HEF 5 A ARG RARERE 7
[ B g | (EEEM)
EABET= =—< By 7 C MOIRRREEE 2 EA TR S
v, FRTEIRIE X 702 %y b IZDONWT, KRS
WCHEEERNL, RSN IRBRH 0,
AVRGRIS - IS |\ T ookiRIE VOIS
P4 SRR
(#% %+ 2% ¢ oz | HPBCD (%, itaconazole ## A, diclofenac s AR At T
FT=v79 %) | EMKEAE L TUEEASATVS,
e - B R e e
(a7 it - NGNS RN D =—~ > By 7 i C RY(NPC)D 1
ARCDNTRE | et AT <
Hik - A= B SEIC L0 . (2,400mg/Kg K H x 2)/38
e | (EET D
BENE | e o<
+5.)
fd 5 VONRICET A B
(RS9 5 B &3 (g drm )
F=vI35,)
MERE B | 1. WSRO EEME




HEER T M2
DULEN |\ T 7 EMmicERREERD DHER (BOEHRER)
CARDHE |V 4 R OET R AT, BEAEEICE LWL RETER
W) ~DIm vy 2o AEAFRICE LV EER RIETHRE
BAE | (LRogmcsy T 5 L8 )
A T s By CMBE T ORI £ R L SRR, %
F ooy s [ENPDELARSSERLLRNALARY, 223 ETHEEZXY LR, BFH
L. #5457 | 5 510 ERTH CHET 5 2 EARB VY, FHERAECIX, AINHETT & EBRE
2%;&;T%%L\&&$Tﬁt%wk&éo%%#Elﬁ?%ﬁﬁ%f%t#é:
ST | ENBV, BIE, LREBEITEATH 1048 ERF L, BERLAAT
WY 2.) |10 8B4 HFLTWS, FEROET 2B A RIBRIEIL 2 < | B FhEE
OMEWE R AT B R iR H S ) Rk, KB OB L MEEE A BE R & O KHIE
R ER T T HRHRLERS> TS,
2. EFELEoFHAME
v 7 BEfFOFRIENENIZ N
ruf&* DEIR BT 35 TA M - % e S 3 BEAT O R & I
SRTHLMITEAL TV D
Y ORI 350 TR IR R IS A OT%M B0, HNAOE
TR OEWE AR E 2 THENICET ﬁ%'#%ﬁf%ék
Ezbnb
(FREOREAEIZEL Y T 5 L& 2 TR
== By 79 CRITELT MO M Rk R L ME— 51T L T miglustat
NARAGRIE R EH CEHIREIN D, IR OEITHNRSEMEND Z &0
o Th. MEREN G b IR EITHIETE 2D T, WA TEERGICE
ROELWKES RS NT-AROECH)N2BAE AT 5,
{i & 2010 % 5 H 17 HIZ, NPC oipi#E# L L To HPBCD O i) #5385 € D
Hi52 . FDA IZ&AR L7,
2. EHENFITHREDEK TORGREDIRN
i‘j;i VOKE  CE CmE CLE CmE T
R (PR EE 6 2 [E TORGENE]
<%§%K§ WK A4 [ T O KGRI (RN I B3 % 7 I T
;@ﬁk%@ux KE | lKFE4 ({%4) | Trappsol (CTD Holdings, Inc.)
e e - R e~ UV J I C B IR
%.) - & 2,500mg/Kg & /H
k= IND %453 CHi b #EJm3E & L CTlaBrh
E | R4 (¥4)




BIRE « R

ik - &

(RS

ME | Wots (BE4H)

BIRE « R

ik - &

(RS

(LE | Bots (dBE4)

BIRE « R

ik - &

(RS

INE | Wegedh (dR3E4)

BIRE « R

ik - &

(RS

SiE | Bots (dB%E4)

BIRE « AR

ik - &

(RS

WK 6 7> B
b CORE CE CamE T AE CnE S

[E C 4= %
PO AR DL | (RKCKSE 6 23 [E T O HERYfE H N4 )
;%%%%@ WK 4 [ T OB A A (A I B B TS TR
| > =] w . —
a1 IES DEZE L
ARSI VY4 g
%&:/DD\T@ b Al A
I —— e - R
. BAEI (% 7= 132D -
i;éé;ﬁ AT B B
W% = [E O 1R )
" : (%7213 -
MEICHEEDH
% e i )
HARTA v
O FR AL
i #5
KE | HAFTA
g
Zhae - R
(F 72 13%hHE -
BT B 0 B
% s )




Mk - H&
(F7=ITHE -
FAZEIZBEED B
2 o T)

HARKTA
D IR L7

(RS

T[]

A RTA
g

Zhie -« ZhF
(E 713506 -
RN B E D
2 Rl )

AL - HE
(£ 13HE -
HEIZEED H
2 Rl & )

A RNTA
DR L7 S

fii %

{INEs]

A
g

ZhEE -
(FE 721 %hHE -
hEICEED H
2 R PIT)

AL - A&
(ETHIE -
MEIZEE D &
% GC B FIT)

HARKTA
D IR L7

(RS

pIES|

A RTA
4

ZhEE « AR

(F7213%

HE + Zh R
D& % FLHE
)

ML &
(F7ixH
% - &I
D % FEHE




)

HA RTA
> DR
X

S

ZMN | TA KT A
g

RhEE - BR
(F7213%)
RE - 20 R B
D & % L
)

Mk - &
(F7213H
% ARic B
D& % FLHE
)

HA RTA
> DR
X

S

3. EANFITHRDENNDNTECHER « IREEHIZOWVT
(1) EIEA LI ER, EKYENERBRE TR D AR R E L COHRERI

<KD BE T 1E (B RCHR BRI, MBEMKRE, U - kEZoREH
F O WL I 25 >
1)

<HEFMT I T D Bl R AR >
1)

<HARIZR T D MRS >
1)

(2) Peer-reviewed journal D&, A& « 7F U v RAEDOHRE KD

1)

(3) BRESFE~DELER R L L TORLHEARD

<M BT D B E >




1)

< HARIZBIT D #HR %>
1)

(4) ZFEXIIMBEDBIETA BT 4 o ~Oi#Ekin

<WIZBITHTA RT7 A &>
1)

<HRKIZBFDIHA RTA4 %>
1)

(5) BEHNEIZHR DA TORKRBERRE X ORERMSEHERE (5L (1) LA
) lzHoWnWTC

1)

(6) it (1) »b (5) B EZTZEEADZYPEITHONT

<HEEHRE - hRITHOWNT >
1)

<HEEME - HREIZHOWT>
1)

< FEIRMINLTE STl HoWT >

4. FEhiT XERBOFEEHL £ DO HER

5. 5

< Z D h >
1)

6. 25 Lik—%&

1) HPBCD @ NPC £~ 7 25 Of5 5 : J. Lipid Research,49,663-669(2008)

2) HPBCD ® NPC &5 /L0 F 2 #iENE D #5 # : PEDIATRIC RESEARCH, 68(1),
52-56(2010)

3)HPBCD ® NPC B& TOIRBRIZ DU\ T O [ BE% 3 :”’Clinical Experience with Intra

venous and Intrathecal Infusions of HPBCD in Identical Twin Patients with Niemann




-Pick Type C Disease” Caroline A. Hastings (Children’s Hospital and Research Center)
:SECTION 1V, 2011 Michael, Marcia, and Christa Parseghian Conference on Niemann-
Pick Type C Disease (June 9-11, 2011 at Univ. of Notre Dame Ck[E IN J1))
4)KEICB T D NERMHIZ X %5 HPBCD @ NPC 38 TOfEH K & 5852, 42(2),92-102
(2010)




