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F [EHEh.
7HM
20%&& 10mg % 1 H 1[8] 10 BANAFF 1.02 1.06
BT 7 g
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R DIRAT RS A X2 L, EORMIE % & C10mgiZ H &9
%o S DITHENZLERGAICIE, 4EFMU LR CABRM AR L2
2S5 B MERIZ20mg, 40mglii BT H 2 ENTE D, | THD, (TH
% ) OmEBH)

(ERPRI%A]

BRMROEERTRE (77 L—Y RERE2ED) 2%
TWD ARANDREREASRERMER 2 L AT 72— VIIEDRA
B IplZxIZRE Lo s6 B OIFERABMAEmMI iz, 1H 1
EIgEEERT (& &% 2RFILIE) (2, m I RE LT 5mg %
AR S LC, SHRE ORI EICET 2 E T, 10, 20, 40
KON 60mg ® i (B ERIMRIE. 5mg 25 10mg T 2 M, %
ML 4 W) +52 & & Lz, REBREIM T, KIEN&
(BFNEW D D O FOL X — BN 20040H) & BT 5 2
L, BXZIVE (400IU) . U/ —/fE (200mg) . ALA
(210mg) . EPA (110mg) K TXDHA (80mg) % & deseifiinh
Rz EAERT S Z & LS, RAMEO &SI, 5mg
A3 241, 10mg 2% 16, 20mg 23 5 {5} OY 40mg 28 16T - 7=,
FEIFHEE Th 5 LDL-C DRX—R T A b DOELRIEE S
DEBY THoT A,

RE5:R=RF4 6D LDL-C B (R XD xISEH)

Bl ~— =5 | 260D | Z{Lie® | Z{LE%)
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e (e | KR
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W2 &0 JFERE & OVIMBRIENIZB W T Y 70D KET
RBEEGELVRZ VAV EOREEMET D, ZOMES, T
I TO VLDL /MBI TO I A 1 2 7 v v O & HES
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T L. M#E LDL-C IEEME T %,

| €=F7if5 a7 dhel == pcaba¥ 2Vt npi )2 |
—f4 B I XY R A VVERE
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9H-fluorene-9-carboxamidemonomethanesulfonate

O - HyC—SOH

FF

%%K : C39H37F5N302 . CH40;,\S
Sy : 789.83

PR BE~ZEACABOBKTH D, pH2~5 DIKIEIRICEE
Fiz< v, T hy, 2 =NV ROBAY ) —MZETRT L,
-7 )=, Vran XX ROT = b UIRORRT R
T, 1A T Z =R 2-T R ) — NIRRT IC <L Bk
f T FUZEITIZ . AT ZUTIFE AV ETRIT R,

(B EoEE]
OBRE%RIZ, v v 72HD. @ik, 2WEBTRETD 2 L,

(QEAILRE TOLEMZ MR L TRz, KA
ZHELenZ

[R# 4]
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20mg B : 14 FEIAAD R v
[F=EER])
AEGERION PHARMACEITICALS B4t




7 A E R AUV

1

=

PR

2
3
4
5
6
7

> 22 2 2

PR

= P © o0
, O = =

HNEE
HNEE
NG
N
NN
: CV145-003 /3 A AT XA T B U T ¢ i Bk
N
N

FENERL : AEGR-733-010 £ I # 5B DR

FENEEE © AEGR-733-017 IFFEREMRE 4 3 2 R 151 D =Btk

: BMS-96039 7 v MEOFHIZ L DR - BYEREAIZE T 55

B
BMS-97008 TR 7 = L v NI 5 17 BRI O #% 5385
AEGR-733PC0031 $h#5 5 » MIHF 5 90 H IR 0 #5345k
AEGR-733PC0003 ~ 7 A 104 iffl [H1#% 11 4%-5- 73 A JFU IR Bk
AEGR-733PC0002 7 |k 104 # % 1 #% 575 AJFU MR
B3 L AT v — VIERIRE 2 G & U725 RS

BMS-910060036 ifi#fE2 [ #& A3k
AEGR-733PC009 Al 2 Fi 7= AR R

12) tEWN¥EEL : AEGR-733-021 FHEREREE 2 A9 2 R ([C BT D L4t

) ALNEEEL : p-gp & OFEMAR LR R
) FEPNEEL : AEGR-733PC0021 fR:#H4 @ P-450 DB EH
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12FEALEOEE (B) REHEH

1.2-1 ZheE - ZhR
REBEA RSS2 L AT 10— LHE

[BEH]

REEAERFEEEE 2 L AT a— VIiE (HoFH) 1%, W#E6#s Lema L AT o — VIfiiE
OB FRIC L v, EFICEWERLEY R-ABHa L 270 —)1 (LDL-C) %45 & 45,
WAMIRARIZ LY LDL Z B ROEREE T, i LDL-C 7 UV 77 U AR bid, AL
g C 7y —Aa ) 7)Y Figk-ABE (MTP) | W%L/HWH$%TiﬁT5FM
DFEEZ I 5,

MTP IZ., /MaERNEEIC R 5N AN IEEIE A RETH Y . EEICHIT 518 % OIEE 5+
DFEE K QLA T > T D, IFIEE OBBICHE T TR B EH Y Rz A AN EE « 43k
EINDHITIE, MTPRIEFERBEICHY . EWREELZ T I ERNETH D,

AHNT MTP L EHRES LT, ZOMREAHET 22 &Ik, Bk ONFiRIcs T 27 R

BéﬁUﬁthE@Ei%mﬁﬁéo%@%%\ﬁ%m:&m/&wvum®@$#M%énéo
VLDL OFEANHES NS Z LI LY, mEF LDL-CIREDCIK T 7263, AFIL, MOl

EAETH (A X F o, IHEIEA. RO L AT o — UWRINFAERZ &) L3R A 5 Ve

FFrafd 5, REIOEFIZMONRER TIROBFT & AR TH 5.,

HOFH SBF IIIER DIMPRIEDN, 1T L AL LW, IRROBRFUENR SN TND, A
F AT K DWW TIZ, 2 VAT B— LGz i LTI LDL S AR 2 TE (LT 2 812k b,
LDL-C Z /b ¥ 578, LDLZFERMAKE LT D HOFH BEIZIZ & A EREMR 72, 2D
FER. HOFH RBFILLAEEZE, M, OARS, BEEEDLME A N b EZGERICRIET 5,
IOz EiE, WAVEIAEER (UP1002/AEGR-733-005) K ONEINZSAHFAER (AEGR-733-030)
(ZBIN LT OIRIED & b L CHL S, MR CIE, 12 A EDOWBRF N LDL Y 7 = L—
VAEGURKIEORER TEEEZZ T WL b bT, X—AT7 A OV LDL-CE
EAE R 337 mg/dL J OF 199 mg/dL (Z 4141 8.7 mmol/L J2 U8 5.2 mmol/L) T -7z,
UP1002/AEGR-733-005 5 & OY AEGR-733-030 8% Tid, AFIZ M ORI L DT 2
L&D 2638 B I LDL-C A, £ TH 40% K% 1N 42%K F L CE Y, LDL-C ® AiEE %
ER LT EBE bR b,

HoFH DIAf D5 22 L A7 1 — U IIUE B CUEAHI D2 2 K OG0 2 #feSE L CUh 7 a3, LDL-
CEfENOZFDMD ) A7 K+ %243 DHERE 2 k5 FEii S =5 DR 5 il o — 2 %
AL, FNAMFEH LT, HOFH B 265 & L2 I RER 2 38R TR b 7= AK| DR E K
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TR Z R 7o, BRE DL BN H TR O UG 7 — & Z A LIARILZ LI T IS
i—\“a—o

o EREROZOET X ICE T HRML, LDL-C BIHOBH £ WRHE LT 57 T RAS
BROUA IR T 5 7200, XIHRIE L D HBIC & 0 AAOIRTE FIFR & & 0 )3
fliCE 5.

o AHFNOIEMBEFIG, 2L AT o — /U EOEWHERE THREIZED Y 72 < LDL-C DX F A3
WMrrans,

o WEREHDLWGEET — X1, AFID HoFH & 2B 1T 2 A8 & ettt oik a2 w4 5
HDTH A,

PLEXD, RADV AT « X7 4w NaBETDHE. ARNOREE « DRI FEHEARFEIE
ma L AT a—)UMfE (HoFH) IZ[RE S5,

12-2 H¥- A&

HE, AL, 1A 1EYE% 2KMU EHIT T, mI#E FE LTbomg OffH &L
T 5, ARMICRIBENR 2 2IRAFRGEIT 2 BB EOMR4A &) T 10mg (2355
Do éEL%E#MEQFA %, 4 ML EORIIR TRBMEZ MRS L7220 & BEFERYIZ 20 mg,
40mg [T BT D Z ENTE D,

[REsEB]
AFN O A ERFH N OWEBEIT TRoRBRN O XI5,
1. HoFH Zxf& & L7=[ENFIMFHRE: (AEGR-733-030)

2. HAANEHBARADSADEZ L 2T 0 — VINGERERE 2 x4 & LT~ PKIPD Kk OV PEER
(AEGR-733-023)

3. AEGR-733-023 ikB#|Z B89 2 BEEER PK fi#tr
4, AARANLIAND HOFH Z x4 & L7~ MIHRER (UP1002/AEGR-733-005)

EIN B NAHER CT&H 5 AEGR-733-030 ik Tid. Lot &I WARI 2 &5 L=, 26 I
B ABIER O K HAE (MTD) MU d 5 LDL-C D _X—R2 T A E)» S DK FRE[K 1
[z N
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B 1 GEBIRIO 26 MRIZEIT D LDL-C DX—R T A b O L#E
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— 304
= 1 111
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=
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&

—50

LOL—C {ma/dL) % Change from Baseling

—&04

=70

O7-06002
08—01001
06—04001
04—07001
O7—06001
06—04002
09—-02001
08—01002

Subject Mumber
Traatment B -mg B omg B zomg M 40mg

733-030 7 ER)
W) BH5EIT, 26 BEFSOREREEY T,
1) SEWIE 5 06-04001 1% 22 e S TG A Pk L7,

BIEB D B KM EIE, 5mg~40mg O#iH T, LDL-C DZALRIIZIE S > N A LNTZ, ZD
Z MBI AE R & < &L TRV, HEZEHZ L oK HEICESEHET
HZET, FIEBDORIMEDIX L& Lol b D EB X LN, RE LA - HEICBT
LEEMT 0T 7 A VERAFT, 26 MEOA NI T, EERAEEGIIHE S )

277,

RE LT HE - HEE, AARARBHARANLSNO G 2 L AT 1 —/ VIMGEHERE 1Z351) 5 PKIPD
e OV 42t ﬁ%(AHRJ%@B)#E%ﬁ%éﬂéoKﬁ@fi\%ﬁ%%4ﬁ»ﬂix%ﬂ
ZIARK] 10mg~60mg Z &5 L7z, AL OZEE 7T n 7 7 A4 Uik, BARAEERE & BARA
DA OBERE TR ThH o7, 202 L1k, BARNEE T, FRCHEOFERLETIE 0
ZEERETHEDEEZ b, S HIT, BB RICESEF L7 PKIPD €7V Tl %
DZEEEMTDHHEDTH ST,
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HA ALY H R ANLS OHERE C OB, I CTORFE R OV & 5mg~60mg ORILT —#
TdH HUEINFEMARRER TR SN AIMER ONZEEOR R EIELED Z L 2R 560
Th b,

WA MARRRER D 26 I 36 1T D Fe K H &K OSkTIi3 % LDL-C DX — R 7 A EN S DOZEAL
F (%) X 21RF, WS 3R TIX, HKMH&E 5mg~60mg 3~ T DOHiH TR® 5 i
7oy ENFIFEEASR Tl 60mg O & E TiE LI BANBE XV 2oz,

2 SEFIRID 26 BRIZI 1T D LDL-C D_X— R T A G DZELR
(UP1002/AEGR-733-005 #f5#)

1004
Lomitapide
804 Dose (mg)
B s5n=3)
604 10(n=2)
1 20 (n=6)
40+ W40 (n=7)
204 [l 60 (n=11)

0
-204

-404 _Mean _

Median

Percent Change from Baseline

-601
-80-

-100

11-001
01-006
23-002
23-003
22-003
01-002
13-001
13-002
02-001
12-003
33-001
12-004
12-001
01-004
35-001
32-001
02-002
32-002
22-004
23-001
31-001
31-002
12-005
11-003
11-004
11-002
12-006
01-001
01-003

SubjectID
# 26 ELIEIRRRGIEDR 2 BTz,
I 26 ELIENC IR G-Ik
) 26K S O%E&
1) JEFIE S 33-001 1%, 26 T 80mg D#E5- %% 1) 7278 60mg #5611 & L TR,

PLEXY ., RIRTORELOHEIX, dng L VB L 40mg F TEEMICHEETE D L LT,
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H A LB D> OHEER N I TRt 2 35 5 2 &, ITHERe s
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ME KROBHIITERE LN L)

1 IEHFUHHE L QWA TREE DS DA [ T, PElm. 230
IR~ DEE.) OS]

2. WEE N IEEOFHEREREED 5 BF KOG 7 AT
L —VEMEARRE L QD EE SRR E A RS 515
FNRDHD, Tz, AFIOMHPRENE L LT DB
b5, ( [SRyERE] OESH) ]

3 PRREE TR CYPRA FHEE A A3 2384 - e - o

(ARFIOMAPRENE L ERT 262 s,  ( HHAELE
M OESHE) ]
4, AFIORGNH LIEBIEDORERED & 2 B

1 BB CT v b, T
FRO7 =y NCIR - Rl
PEAFRD BT, IHmE xR e
L 7o AHN DA SR 2 306 L C
UWRUWZ0, IR TR L C
WD RTHEMED B D A3 LT
L, ARG H_E Tl
A%

2. HEITRERERE R T A3
WIENREI RS AU TURU WS,
HREEE DOfFRERR RS C
I, RHRPERE | LA TAKID
BRER M L QU =, AR
FHEFARS DO 25 | =
L IRREME B Y . TR

N7 VAT =T —BED EHN
BOHND T EnD, kR
EORH TR A AT 2 88RE Tl
FSRED X B IR FAEL S

U R DN &b, T
N OEEORFREREE DB 25
FRONMIEF ST AT I F—
Bl #5e L QD BEA~D
AFNOAERNIZEZ TH D728,

3. FRASIE HEAERERERIZIV T
CYP3AFHEIEH 2 A3 2341 &
OFEAERDRED DIV TS T2
0,

4. WUEIZRTT D — )i E
HTHHT=D,
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RitE- REICBET DA EOER

LIREDBhA R UHERF
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fiE

FEE L | QOLEBCANIC R Z 35T 5,
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@) e A SE L, JFRER Y, (v U v
BV EAXIIPTINRIER) 238074, Mg k
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@ 1fiE b7 AT 2Pl A EIRO 3%
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RS | 772 —F, e Ure s, PT-INRZEOHIE) %
PIE 179,

QI b T > AT I F—PEDEHE RO 34%
% Flal-7=85a0%, #E5OHBEEEET 5,
THEAE, HGFIEROHE L Y HIROHET
P55 BET % & & HITTRERE 2 1 0 SR
S N

@) M3 b7 > AT 2 F—B ORI HHEREREEORRAIELR R
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Q) BISEEORB AN 2 7= O\ RAREY (&8 2852 ED
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