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Main Information

Primary registry identifying number Protocol number
LBCTR2019020198 SEG101B2201

MOH registration number

Study registered at the country of origin Study registered at the country of origin: Specify
Yes

Type of registration Type of registration: Justify

Prospective N/A

Date of registration in national regulatory

agency

Primary sponsor Primary sponsor: Country of origin

Novartis Pharma Services Inc. Novartis Pharmaceuticals

Date of registration in primary registry Date of registration in national regulatory agency
14/08/2020

Public title Acronym

Study of Dose Confirmation and Safety of Crizanlizumab in
Pediatric Sickle Cell Disease Patients

Scientific title Acronym

A Phase 2,Multicenter,Open-Label Study to Assess Appropriate
Dosing and to Evaluate Safety of Crizanlizumab,With or Without
Hydroxyurea/Hydroxycarbamide,in Sequential,Descending Age
Groups of Pediatric Sickle Cell Disease Patients With Vaso-
Occlusive Crisis

Brief summary of the study: English

The purpose of the Phase 2 CSEG101B2201 study is to confirm
and to establish appropriate dosing and to evaluate the safety in
pediatric patients ages 6 months to <18 years with a history of VOC
with or without HU/HC, receiving crizanlizumab for 2 years. The
efficacy and safety of crizanlizumab was already demonstrated in
adults with sickle cell disease. The approach is to extrapolate from
the PK/pharmacodynamics (PD) already established in the adult
population. The study is designed as a Phase II, multicenter, open-
label study.

Brief summary of the study: Arabic

Health conditions/problem studied: Specify

Sickle Cell Disease

Interventions: Specify

Drug: Crizanlizumab
Crizanlizumab (SEG101) is a concentrate for solution for infusion, i.v. use. Supplied in single use 10 mL vials at a concentration of 10 mg/mL.
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2QH YLDO FRQWDLQV PJ Rl FULIDQOL]XPDE

2WKHU 1DPH 6(*

.H\ LQFOXVLRQ DQG H[FOXVLRQ FULWHULD ,QFOXVLRQ FULWHULD

fODOH RU IHPDOH SDWLHQWYV DJHG WR \HDUV *URXS ZLOO EH H[SDQGHG WR DOORZ
LQ 3DUW % RQFH WKH DSSURSULDWH GRVH LV FRQILUPHG LQ WR \HDU ROG SDWLHQWYV
f&RQILUPHG GLDJQRVLV RI VLFNOH FHOO GLVHDVH 6&' HJ DQ\JHQRW\SH LQFOXGLQJ +
RWKHUV E\ KHPRJORELQ HOHFWURSKRUHVLY RU KLJK SHUIRUPDQFH OLTXLG FKURPDWRJ

f([SHULHQFHG DW OHDVW 92& ZLWKLQ WKH SUHFHGLQJ PRQWKY DV GHWHUPLQHG E\ |
SULRU WR WKH ILUVW GRVH LQ WKH VWXG\ DQG VKRXOG LQFOXGH DOO WKH IROORZLQJ
WKH RFFXUUHQFH RI DSSURSULDWH V\PSWRPV VHH 92& GHILQLWLRQ LQ SURWRFRO 6HF
HLWKHU D YLVLW WR D PHGLFDO IDFLOLW\ RU KHDOWKFDUH SURIHVVLRQDO
UHFHLSW RI RUDO SDUHQWHUDO RSLRLG RU RWKHU QRQ RSLRLG SDUHQWHUDO DQDOJH

¥, UHFHLYLQJ +8 +& RU HU\WKURSRLHWLQ VWLPXODWLQJ DJHQW PXVW KDYH EHHQ UHFH
FRQWLQXH WDNLQJ DW WKH VDPH GRVH DQG VFKHGXOH GXULQJ WKH WULDO 'RVH DOWHU
SDWLHQW ZLOO HQWHU GLUHFWO\ WR WKH 3DUW %

f5HFHLYHG VWDQGDUG DJH DSSURSULDWH FDUH IRU 6&'" LQFOXGLQJ SHQLFLOOLQ SURSK
f7UDQVFUDQLDO 'RSSOHU 7&' FRQVLGHUHG ORZ ULVN ZLWKLQ WKH SDVW PRQWKV IRU

.H\ LQFOXVLRQ DQG H[FOXVLRQ FULWHULD *HQEHUQFOXVLRQ DQG H[FOXVLRQ FULWHULD
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.H\ LQFOXVLRQ DQG H[FOXVLRQ FULWHULD ([FOXVLRQ FULWHULD

$+LVWRU\ RI VWHP FHOO WUDQVSODQW

$5HFHLYHG DQ\ EORRG SURGXFWV ZLWKLQ GD\V RI 'D\ GRVLQJ

$3DUWLFLSDWLQJ LQ D FKURQLF WUDQVIXVLRQ SURJUDP SUHSODQQHG VHULHV RI WUDQ
$3DWLHQWY ZLWK EOHHGLQJ GLVRUGHUYV

$30DQQLQJ RQ XQGHUJRLQJ DQ H[FKDQJH WUDQVIXVLRQ GXULQJ WKH GXUDWLRQ RI WKH
ZRUVHQHG DQHPLD RU 92& DUH SHUPLWWHG

$1&RQWUDLQGLFDWLRQ RU K\SHUVHQVLWLYLW\ WR DQ\ GUXJ IURP VLPLODU FODVV DV VWX
$+5HFHLYHG D PRQRFORQDO DQWLERG\ RU LPPXQRJOREXOLQ EDVHG WKHUDS\ ZLWKLQ PR
SULRU PRQRFORQDO DQWLERG\

$5HFHLYHG DFWLYH WUHDWPHQW RQ DQRWKHU LQYHVWLJDWLRQDO WULDO ZLWKLQ  GD\
RU SODQV WR SDUWLFLSDWH LQ DQRWKHU LQYHVWLJDWLRQDO GUXJ WULDO

$3UHJQDQW IHPDOHV RU IHPDOHV ZKR KDYH JLYHQ ELUWK ZLWKLQ WKH SDVW  GD\V RU
$$Q\ GRFXPHQWHG KLVWRU\ RI D VWURNH RU LQWUDFUDQLDO KHPRUUKDJH RU DQ XQLQY|
$$Q\ FRQGLWLRQDO 7&' ZLWKLQ WKH SDVW PRQWKYV

$8VH RI WKHUDSHXWLF DQWLFRDJXODWLRQ SURSK\ODFWLF GRVHV SHUPLWWHG RU DQW
'D\ GRVLQJ

$++RVSLWDOL]HG DW 6FUHHQLQJ

$30DQQLQJ WR XQGHUJR D PDMRU VXUJLFDO SURFHGXUH GXULQJ WKH GXUDWLRQ RI WKH
$30DQQLQJ WR LQLWLDWH RU WHUPLQDWH +8 +& ZKLOH RQ VWXG\ RWKHU WKDQ IRU VDIH
$3DWLHQW ZLWK DFWLYH +,9 LQIHFWLRQ GHWHFWDEOH YLUDO ORDG
$3DWLHQWY ZLWK NQRZQ DFWLYH +HSDWLWLV % LQIHFWLRQ
$3DWLHQWY ZLWK NQRZQ +HSDWLWLV & KLVWRU\

$6LJQLILFDQW DFWLYH LQIHFWLRQ RU LPPXQH GHILFLHQF\ LQFOXGLQJ FKURQLF XVH RI L
$0DOLJQDQW GLVHDVH ([FHSWLRQV WR WKLV H[FOXVLRQ LQFOXGH WKH IROORZLQJ PDO
\HDUV SULRU WR VWXG\ WUHDWPHQW DQ\ FRPSOHWHO\ UHVHFWHG FDUFLQRPD LQ VLWX
$+DV D VHULRXV PHQWDO RU SK\VLFDO LOOQHVV ZKLFK LQ WKH RSLQLRQ RI WKH ,QYHV
$t5HVWLQJ 47F) » PVHF DW SUHWUHDWPHQW EDVHOLQH IRU SDWLHQWYV XQGHU \HDUYV,
SDWLHQWVY \HDUV DQG ROGHU

$+&DUGLDF RU FDUGLDF UHSRODUL]DWLRQ DEQRUPDOLW\

$/RQJ 47 VIQGURPH IDPLO\ KLVWRU\ RI LGLRSDWKLF VXGGHQ GHDWK RU FRQJHQLWDO OR
$t6H[XDOO\ DFWLYH IHPDOHV ZKR DUH XQZLOOLQJ WR FRPSO\ ZLWK UHOLDEOH PHWKRG RI

F&XUUHQW GUXJ RU DOFRKRO DEXVH
+DV D SRVLWLYH TXDOLWDWLYH XULQH GUXJ WHVW DW 6FUHHQLQJ IRU FRFDLQH SKHQH
&RQVXPHV ! IRU PDOHV RU ! IRU IHPDOHV VWDQGDUG DOFRKROLF EHYHUDJHV SHU £

f1RW DEOH WR XQGHUVWDQG DQG WR FRPSO\ ZLWK VWXG\ LQVWUXFWLRQV DQG UHTXLUH
6 XEMHFWYVY ZKR DUH DQ HPSOR\HH RI WKH VSRQVRU RU LQYHVWLIJDWRU RU RWKHUZLVH
6 XEMHFWY ZKR DUH FRPPLWWHG WR DQ LOQVWLWXWLRQ E\ YLUWXH RI DQ RUGHU LVVXHC

7\SH RI VWXG\

Ul

HQU

EG66
JDSK

PHGL
LR
LD

LYLC
DWL

oDJ!

6SF

$JH

IXVL
VW X

G\ G
QWK

vV R

7KR I
HVW

1 SOD

VW X
W\ U

PPX(
JQD

LJD
R1 O

QJ 4

\FOL
"HHN

PHQ\
GHSH
HLV

%LU +DVVDQ -QDK QH[W WR 2JHUR %HLUXW /HEDQRQ
FOLQLFDOWULDOV#PRSK JRY OE



,QWHUYHQWLRQDO

7\SH RI LQWHUYHQWLRQ
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7\SH R LQWHUYHQWLRQ 6SHFLI\ W\SH
1%

7ULDO VFRSH 6SHFLI\ VFRSH

6WXG\ GHVLJQ ODVNLQJ
2SHQ PDVNLQJ QRW XVHG

6WXG\ SKDVH

6WXG\ GHVLJQ 6SHFLI\ SXUSRVH
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1XPEHU RI 9DVR 2FFXVLYH &ULVLV 92& HYHQWY OHDGLQJ WR KHDOWKFDUH YLVLW LQ R
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1XPEHU RI JURXSV FRKRUWYV

%LRVSHFLPHQ UHWHQWLRQ
6DPSOHV ZLWKRXW '1$

7DUJHW VDPSOH VL]H

'DWH RI ILUVW HQUROOPHQW 7\SH
$FWXDO

'DWH RI VWXG\ FORVXUH 7\SH
$FWXDO

SHFUXLWPHQW VWDWXV
6XVSHQGHG

'DWH RI FRPSOHWLRQ

,3'" VKDULQJ VWDWHPHQW SODQ
1R

$GGLWLRQDO GDWD 85/
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GRFXPHQWYVYV IURP HOLJLEOH VWXGLHV 7KH
DQG DSSURYHG E\ DQ LQGHSHQGHQW H[SH
VFLHQWLILF PHULW $00 GDWD SURYLGHG
SULYDF\ RI SDWLHQWYV ZKR KDYH SDUWLFL
DSSOLFDEOH ODZV DQG UHJXODWLRQYV

7KLV WULDO GDWD LV FXUUHQWO\ DYDLOD
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6RXUFHV RI ORQHWDU\ RU ODWHULDO 6XSSRUW

1DPH

IRYDUWLY 3KDUPD 6HUYLFHV ,QF

6HFRQGDU\ 6SRQVRUV

1DPH
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&RQWDFW IRU 3XEOLF 6FLHQWLILF 4XHULHV
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BULPDU\ 2XWFRPHV

1DPH 7LPH 3RLQWYV OHDVXUH

3. $8&G DIWHU VW GRVH &RQILUP DSSGUER ULDWH GR\/LQ&S\IV
FUL]DQOL]XPDE LQ SDWLHQWYV DJHG [(WR HDUV

3. $8&WDX DIWHU WK GRVH ZHHN ZHHN

f)UHTXHQF\ RI DQ\ DGYHUVH HYHQWV| $(¥o DY, B, PHRYHY

H Ry
VDIHW\ DQG WROHUDELOLW\ v PRowkv  vHouv

.H\ 6HFRQGDU\ 2XWFRPHV

1DPH 7LPH 3RLQWYV OHDVXUH

$1XPEHU RI 9DVR 2FFXVLYH &ULVLV 92& vV oHnGlQJ
KHDOWKFDUH YLVLW LQ FOLQLF (5 R s RIREIRVY ARBBR2 P REwKv  HDUV
TIXPEHU RI 9DVR 2FFXVLYH &ULVLV 92& HYHQWV WUHDWHG DW

KRPH EDVHG RQ GRFXPHQWDWLRQ E\|KHPRQWKKND UHHDURY LBRIQW KV \HDUV
IROORZLQJ SKROQH FROWDFW ZLWK WKH SDWLHQOW

f1XPEHU RI KRVSLWDOL]DWLRQV DQG (5 E S v QG
925 UHODWHG EROWKY ERWEWRY R« BQC \Hbuv

F$EVROXWH FKDQJH IURP EDVHOLQH |QWOHRRIIOCRELQPRQWKNVHOHRHY PRQWKYV \HDUV
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7ULDO 5HVXOWYV

6XPPDU\ UHVXOWYV

6WXG\ UHVXOWY JOREDOO\
'DWH RI SRVWLQJ RI UHVXOWV VXPPDULHV 'DWH RI ILUVW MRXUQDO SXEOLFDWLRQ RIJUHV)
5HVXOWYV 85/ OLQN

%DVHOLQH FKDUDFWHULVWLFV
SDUWLFLSDQW IORZ

$GYHUVH HYHQWYV

2XWFRPH PHDVXUHYV

85/ WR SURWRFRO ILOHYV
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