% 66 MAXRAXRNHEEFZRFNES

=

SREE
10 H15 HOK) 5F & 1 25(501) 8:55~9:30
BRFREED SAXRKHEREEN—SHFDRICRZTELDLEHY—
8% T OAHRRZEREE HEOWEZICHZERRR F NERSER)

HEREE 1
10 H 15 HOR)  5F 55 1 =4;(501) 10 : 50~11 : 50
Find and Treat Congenital Disorders of Glycosylation: Opportunities Abound
Hudson H. Freeze (Sanford Burnham Prebys Medical Discovery Institute, La Jolla, CA, USA)

EiHGEH 2
10 4 15 HCK)  5F 5 1 255(501) 9140~10 : 40
BEEFICHBA S hic = 50—t
WA IE BRI AR SRR IR )

JFREEE 1
10 H15 HOK) 5F & 1 25(501) 16 40~17 : 40
[FERADOEFEHERICHT 20ET / LERIT—2ED SEBREERN—
A R (FILRS: Hiigshe  BRESREE NARERIRRRESE 0 B)

FeRlEEE 2
10 A 16 H(#) 5F 5 1 &5(501) 151 50~16 : 40
Gene- and Cell-Based Strategies for Skeletal Disease in MPS
Shunji Tomatsu (Nemours Children’s Health, Wilmington, DE, USA)

FFhEEE 3
10 H17 H(H) 5F & 1 25(501) 9:10~10:00
2 OV R T7ROFEBR 2D SRBEEN
i E (ERERAREREEER NERERE - W HHA RN - 1R

FFRUEE
10 H16 H() 5F &% 1 =5(501) 9:10~10:10
N—FVVUEEIEERSEHRRE
PeHEF B (ERZERFZAEN REER i)



REXXAHAEFR (SIMD) HEEE
10 H 16 H(&E) 5F 55 1 =4;(501) 13 :00~13: 30
Metabolomic and glycomic analysis of a human cell model of Krabbe disease reveal
treatable deficits in glycosylation and serine metabolism
Rodrigo T. Starosta!, Hannah Saeger!, Johanna Ten Hoeve?, Sj Kim!, Johan LK. Van Hove
Xuntian Jiang*, Miao He®, Neal Bennett!
("Department of Molecular and Medical Genetics, Oregon Health & Science University, Portland,
OR, USA
“Department of Molecular and Medical Pharmacology, University of California Los Angels, CA,
USA
3Department of Pediatrics, University of Colorado Anschutz, Aurora, CO, USA
"Department of Internal Medicine, Washington University in Saint Louis, Saint Louis, MO
SDepartment of Pathology and Laboratory Medicine, Children’s Hospital of Philadelphia,
Philadelphia, PA, USA)

3

ARAXRRHREFSR (SLEIMPN) HE:E:
10 416 H(&E) 5F 5 1 24;(501) 13 :30~14:00
Soledad Kleppe (Hospital Italiano, Buenos Aires, Argentina)

BESTXAMRAEFS (KSIMD) HEHER
1016 A(&) 5F 41 25501 15:10~15:40
C3a accumulation drives endothelial-mesenchymal transition in Fabry disease despite ERT
Jun-Hong Park!, Hyo-Sang Do?, Jong Bin Choi®, Soyoung Kim?, Sun Hee Heo?
Minji Kang?, Soojin Hwang*, In Hee Choi°, Gu-Hwan Kim®, Gabbine Wee’
Yong-Mahn Han®, Heounjeong Go®, Beom Hee Lee*
('Department of Pediatrics, Asan Medical Center Children’s Hospital, University of Ulsan College
of Medicine, Seoul, Republic of Korea
“Asan Institute for Life Sciences, Asan Medical Center, University of Ulsan College of Medicine,
Seoul, Republic of Korea
3Department of Biological Sciences, KAIST, Daejeon, Republic of Korea
"Department of Pediatrics, Asan Medical Center Children’s Hospital, University of Ulsan College
of Medicine, Seoul, Republic of Korea
®Department of Genetic Counseling, University of Ulsan College of Medicine, Seoul, Republic of
Korea
®Medical Genetics Center, Asan Medical Center, University of Ulsan College of Medicine, Seoul,
Republic of Korea
"Laboratory Animal Center, Daegu-Gyeongbuk Medical Innovation Foundation (DGMIF), Daegu,
Republic of Korea
8Department of Pathology, Asan Medical Center, University of Ulsan College of Medicine, Seoul,
Republic of Korea)



FRERERE
10 H15 HOKR) 5F & 1 25(501) 13 :30~14: 30
BHRDSDEIE : RTSA IV ITRL Y FT7 U FE ARBEDOEREHL SIEAN
e HEsg e
QAR Kb BRI A/ R— g Ve, 2 i E Bk (RER2EER)

4V V- LEIHT BEEFRROMERRE
A TR GREEERERAY ROBERPETt Y 2 —  BIG BT

JSIMD-JSGCT Joint Session : BIFABEY VY RII L
10 H17 H(t) 5F & 1 25(501) 10:10~12:00
EHEDEGFREOEHRT

e T (WD) BeiR B Sem g v 2 —)
HHEICH TR ECEFREOBEEERARIFT
Kl S GUNKEEREE SR A A

EXRHREEICHT BBET - BEERORRERE
AR GEER 2 i kT
O EAK I AR RS, 2 S K VR A AR R AR e
SRR IR BT F I Y 2~ FREEF LIS

SAYY—LIKICRT B ex vivo BIGFAEDOMAISRIR
S PER EEERAKHREERYNY Y 2 — BIEFIRBIeEs)

BIEIERS - HERBICHT S RETAROBIIRE RE~EHBITD 5 RIEAT 710N
A~

B i 12

(" BIRERIRYE NERE 2 FIBERRY B Fagiset v 2 —)

BEIHDEIREZHBER —HIBREVEEDEZESDH—
wE BAT GRRPER: il - X7 F FREBEARRTE > 2 —)

BFRAEZEERTHE EFtvvav HiE . PTCESE21—T 1 7 AM%A a4
10 J117 H() 5F 45 1 &255(501) 14 1 15~15: 55
HALRSAVHDSBEN I PKUREBEEEF—LTEZDERRT—V>av7
WA TEERL B sl g BB BRI SR BRKY fOEE RS MR JGRH S
S T eea fEs
(VRIS RZ B TN BE s 220, 2 f T R il /Nt
S TR EDAR ANIERE, ARER AR AP AT N R 2l e
SLEEIHEIRRIASE NHRAGEIE, ¢ BREIRRIAE NHR
TN KT Egge > 2— B, dms it v 2 —
8 QU TRAE A NA 7V —=2 TR



ARIY—FIVRIIL
HE NAAV YT 7= 2a—T1hIVI v N AR
10 H 16 H(®) 5F 25 1 &4%;(501) 10:20~11:50
The Importance of Phe Control for Neuropsychiatric and Cognitive Symptoms in PKU
Kristin Lindstrom (Enzyme Conditions BioMarin Pharmaceutical Inc., Novato, CA, USA)

PKU 2851 BRBEEDRREFE~HESRICBIT IR LESEDEE~
W T (RAERKE B NEIRR)

PKU DEMFEDRIZ~REFK CORRZEEZ S~
178 EHEH (AR NIRER NERRESE)

SVFavEIF=1: 77TV —mOEEBE~FHERRI V-V TH5

7+#0—7v 7 < BEX T~
Hig /716 a4t
10 H 15 HOK) 5F % 1 &£5(501) 12 :00~12: 50
FERXV)—ZVGTRRENL7 77V =m0 7 + O—7 v TEHIDRR L FRE
EEH B GEAKHRR #Emagtr2—)

77 7V —RORAER%E RiE X fCaRHE
VU O % GREGREERIC AR WilE  NIRP A )

SVFavEIF-2 HE IR 77—t
10 H 15 HOK) 4F 55 2 25;(411+412) 12 :00~12: 50
INEFTRT 7IV7 7l k3 MPS || DaEHE—RHN ALK 2PIRHZFEEZBIELT—
FAA GEED (BEACK Al AV 2t i)

ZFavez+-3 Hig : PTCESE1—F 1 7 A4t
10 /116 H(&E)  5F 43 1 =4,;(501) 12 :00~12 : 50
Real World Experience—+ T X D¥aHARE
AT G S T e A3
(CHARREEER NIRER NIRED T, 2 Miusgit > 27— IR,
S KB K ARG IR S NI E)

SVFaveIr—4 4 : Ultragenyx Japan &4t
10 H 16 HGR)  AF 45 2 25(411+412) 121 00~12 : 50
IXF—RBOWEICESREE SO —RERBHEBAMEREEE FUNT2 /40—

WL o ERBEARAICEGE AR NIRIPZH RS, HHA TR AT « TRRe i)

ZVFavtezIr—>5 Hig . KEFEmIEKASt
10 H 17 H(E) 5F % 1 &25i(501) 12:10~13:00
777V —fRILHEIIBRARNT + O—DIRKERE, SEDBE~BRBABIEDIIIZH S~
IR RRTE GEARZREDE LA MEERNERA)



SUFAVEIF—6: M4V V—LKICEITBZBMDSEBBENDRHA—KR/ANE -
777V —ROREFREEETAT—
HE:T7IHR - SE1—T 17 A%KEH
10 H 17 H(E) 4F & 2 25(411+412) 12 :10~13:00
Pompe m~2#n & # L L iR~
fAtE B GERATFERAE NIRS)

777V —RDEBE~ERERDEZ S~
IR TR GREGEERERARYE NERD

TE—ZJ€ZF-1: 777 V) —F—REEIREESEZXSD
INMFIE5—DERENFERDSFESI—
g FR7 7—<HhRA &t
10 A 16 HG) 5F % 1 2%(501) 8 :10~9: 00
NAFVEIS—DREM~T 7 7)) —mESHHEVERENDLF~
(I R GEHERIRY:  R2EE SEYRasisms)

777V —RmEBONA TS5 T714 A2BELT~aBEEROEZ S~
A IEAN GREEERERARYE NERD

E—-Z=VJ9€=F-2 1 : Ultragenyx Japan #{ &4t
10 417 H(+) 5F 4 1 28501 8:10~9 : 00
MERE 18, =i 1aBoiEH s el
R M BEARRERER: AR NER )

A=Yt ZF—1:UCD BEIcEHIT BT TmRIRE
Hig R SHA—T 7NNV Tav
10 415 HOK)  5F 5 1 253(501) 151 40~16: 30
REVAV7IVERBEILEIZS5T 177 1 DEHERURSHE
I B — GRUEAZE SIRIUS (%1 S—3 = URIAD  BE2AVERF D)

REVAIVNVRBEDRIIEREEZS 57177 1 DERFERHME DI —
R RE GGGRERERARE NIRPAEE)

A=Yt I+-—2 Hig  KFRUEHAESHE AT74HDIV 772 7—XEB
10 H 15 HOR)  4F 45 2 25;(411+412) 15:40~16 : 30
PKU ;BEEDESE L SEDREE
GE B (AARAEED  NRPERNRRE S 5)

AM1=v¥zI+-3 HEE KM Nr4A0I 7 A&t
10 16 H(&) 4Fidi2 &25i(411+412) 14 :10~15:00
GBRABRICHIFRILKFERRI) -0 5 DTNETOEHH, HIR, 5%

b BT GRS AR TR Y 2 —)



AA1—=YtZIF—4 Hig : E—=HHXS4t
10 H16 H(#) 5F % 1 2(501) 16 1 50~17 : 40

R 2—7IV PKU B2EDREDER
AR 53R GFEREERAR Ol NER - 7 LESASE GRS > 2 —)

AA—=YEZF-=5 HE: J17 M) ARESARH
10 416 H(R) 4F 2 253(411+412) 16 1 50~17 : 40
YRFVEEFIVS v b ORIRD SEERIAEA

PR (RSB RTR  E E AT By )
BORED "BOFIEKE” EVWSHE~VAFVEZR V. B#LTGaRBRRICOLIFS

fe®lc~
AR W (ETERGCHEEE R ErEREREE 2 — REZEE)

ARI1—Y€=}—6 Hig XS L I AF
10 H 17 H(E) 4F&H 2 25;(411+412) 13 :10~14: 00
ZLIRBEH S o BORICEG AR ERABAHEEE—SZHDI Y L ABRDES—
R Dt (EREKZEZEE &SR NERD

HELIF—1 ' O= 2 REREBEIT B ~EMD SEIERRERIRE

1B R EDIRAR~
Hig /7164t
10 H15 HOKR) 5F & 1 25(501) 14 1 40~15: 30
EFDSEZ S I— T iRSEDREIE—ERT/SRT :#IR L R ITHIER DS
IRE—4 (5 B RFRER R ERIZER IR

Lyso-GB1 HBb % d— t fmDIEMRE—REAHZXLEIVTIVAZ v  DERFRHE

REERITB—
FaA GERR (BAK R Btk A AN

HigtL =2 FEESHRFESILAT7O0—)VIE
${# : Ultragenyx Japan #x{&4t
10 H 16 HGR) 4F % 2 253(411+412) 10:20~11:10
NREFEBERFHRZSEERE LERERSIALATO—IVIER 7 V-5
MY TR @EIREESEE GRS - B - s ks
HoFH Z B T U e Ic—RERESED S LDL REGIFKREREATT—

ke
GBI R > & — « T E B it &2 — /NN - ARENED



HELZF-3 HE: LAWETA LT « T4I9=X Iv I\ REHE
10 H 16 H(®) 5F % 1 &£5(501) 14 :10~15:00
BXICEIT2EHBAHREEDETRE | 88BHMA F5 1> 2026 EREFRHLS

A HY GuEERKE NEREE B FERE)

Expanding Real-World Understanding of OA Management: Updated Results from the

PROTECT Study
Sufin Yap (Sheffield Children’s NHS Foundation Trust, Clontarf, Ireland)

HELzF—4 Hig: v)=Iz ket
10 H 17 H(L) 4F & 2 255(411+412) 9:10~10: 00
SRAHMEEEICHT 2EMBREHE—ILKFERI 7 ) -V JRMRICEH T B HI51HE
BFEREE X5 —
L W5 JUNKFARAR R AR B FOE R0 B)
BRAFRELD SEMMIBEN~ L IZHEE | O EREE~
POl PhEA (BB RFRZEGIE R AR ORI )



1HE 1081580(K)
5F 2 1 215 (501)

8:55~9:30 2LEI&ER
ER :IBERE HAEEEZA SORHE EIV7HER Lv MNEE
BTt 22— INEEBREHMELE 2 )

PL  ESHBED S ERRBMREEEA—SHORICRITEEDEHY—
O 18 JET
INEARZESE BROWELISRITISR 7 NRE

9:40~10:40 EIHIHEHE?2
EBE:EE IBF GEKAPERE HEONEFCARERR
FRRD

KL2  BEEFICEA Sh =5 0—itid
O A EHil
BRI TSR R A A e R IR

10 :50~11:50 EFFHEE1
ER : X% IEZ (Los Angeles General Medical Center/USC Pediatrics,
Los Angeles, CA, USA)

KL1 Find and Treat Congenital Disorders of Glycosylation: Opportunities Abound

O Hudson H. Freeze
Sanford Burnham Prebys Medical Discovery Institute, La Jolla, CA, USA

12:00~12:50 SYFavtI+—1:777Y)—mOEE
~EERRI) == 55 7+0-7T v 7 « BEE T~
g 4/ 7 sk Eent
EE:HE & EEA2ES LoRERBFERtYS-)

LS1-1 FERRI V-V T TRMENT7 7 ) —&mD7 +0—7 v 7HEHDRIKE
O #H HE
SRAR Pl R SR > & —

EARE

Ls1-2 777 —RORMEERE RIEA fia g

O il UH»%
RERERER AR NER RS

13:30~14:30 ¥REZEHRE
R i DM ERAPAFRESHPHRININFHE)
ALl BERDSORIE : RTSAY VTR v FT U F Y ARBEOERD SIHAN
O R #is 12
VHE RN KO RIS/ N— s 3 VIR, L MR (REERIE



AL2 S AV V—-LKEIIHT B BEEFRBEROHATRARE
O /phh 1H]
HHEERERARY: BEERANEL Y 2 — BIEFHEILE

14 :40~15:30 H@ELIF—1:J-Y 1z mEEEEETS
~FEGID 5 F 5NaEnRIR & B IR FEDIERE~
#ig .5/ 7 6iEt
FER B QME BEEKEREREMRIFEHEINRRIFEE)

SPSE1-1 fEFIDS5E XS I— T imISMDREM—ERT/SRT 38R & BITHIERDIRET

O ARHE—4
I B RERERTELRBIFER R

SPSE1-2 Lyso-GB1 H'B§h % d— T mDIEMRE—REAHD_XLETV TIVAZ Y FDBRFME
BREERTB—
O A EER
FEATRAE  H A2 R e

15:40~16 :30 RAL—YEZF—1:UCD BEICH\BHT=HEIRE
g kREatA—T7 o079y
EE Bl % KRATAZAEEESHEN BTNRES)

SWSE1-1 REVAVIVRBEKBIBZST1 771 DOBHUERUTREN

O HMHE B—
FHERE SIRIUS (A N—2 3 VIS8R RIS R

SWSE1-2 REVAVIVREEDRPEREEZS 57177 1 DERFRHLEDIF—
O K RE
WHEERERRY N AEEE

16 : 40~17 : 40 FSRUHIE 1
ER:ER B (EUMEEREA EUREERMEtY -
HEBRLE)

L1 EEFREADEEFHRERICHT BET / LERIT—2ED S RERERN—

O KW ks
RILRS:  “ARTRAZERE DRtk /NIAFERERG RNE A 70 i



1HE 1081580(K)

4F B 2 215 (411+412)
12:00~12:50 SFavtIi+-—2 HE IR 77— &t
EE /IVAEBEE EIREEEHREtE 24— SAVYYI—-LFEEYE2—/
BIGESER

LS2 INEFTRT 7IV7T 7lc k% MPS Il DiaBEIE—REINTAIC X iR REEZBIELT—

O A EHE
FRAKAIAE A A 2 A

14 :40~15:30 —fROE 1 : EFEFEASRBERR
ER ML E (EREAPAERESHEN NRRSHE #h
BB - HRE R
FE EF BEENKY ERE MRS

011  REYA 7 IVEBEICS 3 MBHLRERMRIICET 285
O Hm A5 S B L HFEORER 2 i (AZ 2 AR 2 Al &S E %I
BAs w57 3, A AR S Sl — !
VERZRCE RIS v X — s - AR, 2 NI R v 2 — AR
S ENTER G R Ege v 2 — ki 2 —

01-2 @BIVVVAFVEVITHEETVFEVARBICKLZ70EF VEMED PCCEHEEE
O FlEEsEy !, ME B— 12 2k s | i | mEk |\l el JiEsAee
A REET RS EFE MR WS R R0
PHER R RRE AR ISR NEIRRE A D E, 2 LR SIRIUS [B22 A/ N—2 3 VST
S HERAREBEEARIASRL AL 7 10 > T« 7 HTEHRAIAE 0T
ALK AHACRA T 1 J1)V « AHIN2 7 B
° B AT R RTRIRER AT SE 1 o X — BB T — L
O AL RAERAEBRE 2RI TRITR D EER 7/ LA R e
THRHERKEA—T VT 70T 1 v 22— SHERKZE LR
99 & DNA SRR/ LNERSEHEERD, 1O BIIRNL C & &R, BEIRIRIZC K &l

01-3  PDHA1BSEL )V EVEEBUKRERESHIIAE 891 AIOEIE IR — MHT 5 EEE - R
Bl SIER R
O M AN PR k! Rt B R0 R S R Y e B

Rles A S AL E S
VIERERE NRR 2 RSN SRR NERL S IERE R HERO S LinE I v X —
P TIEC SRR SR

01-4  [eiI mRNA #FIc L 527 ) F—2 RiaBEFRR DR
O NA& #HELUE DR ? HpEd5A 5 Jd B AR R HEEHF L RE e
e &S, iRy ] 3 )l g
VIRESRCAR ARG PRHSE ARSI L A
AU PR R AR AR AEEC MR — X I TR AR
SRR DRIECRIERFUEEE R SRERP A Ze R, IR . B A=



01-5 AS7 b7 F=YRETIV Y ABERICET S 7 ) IVEROERS SUERFAR
O id BLEE AL AR GKL P Ea S ALk ®UmmE Mr!
VINSERERE: SRR, 2 SRR BEREAREED, ° ERAERRY: MR
MEERAREGEEATR BRI LT

15:40~16:30 RA—VtIF—2
Hig I KIEREGAESH AT 1DV T T7 27— XER
R #F EED (RAASRR HERPENBE

SWSE2 PKU aEDESLEESEDEE

O fa' *EH
HARZEZE NERER NEREE

16 : 40~17 : 40 —fROE2: 54V V—LiF1
BRIV 185 RREESENATRAENYHELY 2 -)
WE T (IBENAY BEAHS)

02-1  S4YV—LIE6BERENRIVAD LAL FHAE DA - LAL-D £#H DBS =R -FiEk
AL
O # HR'WA ZRKUET EWE BT /IVEREER 2
LENLREEEI Y 2 — BIESHEY Y Z— BESHER
ENREERERI Y B —  ERRER EREERE

02-2 [RERMMRELSEEFS LI AEEREAV - - Ev /R CEDETI VT
O fA Bk gk WMo 2 FHREr: | ME Sz S RiE AR
'BSERIACY P EFREAE 2 RREAY: SO TR A MRESEK
SEEREAY FAEERYY—Fya—

02-3 HS7 b7V F=YRETIVIY R HV BIRFEDERFAZ(L & IR EEEESTE
O B3 R IBHOMNs 12 5mAk & e B S 1T O Rl
A HES W At !
PIMGEERER: SRIEAEEE, 2 NG PERiAb R B 2il, 3 IR IR 1
TETREERIRE NIRRE, S SERCER AR AR BRI A

02-4 I SYNREOHFERRI V-V I DEHLRE
O mH %' EL HE?E 2R MBS ORE fit vER B syl Rz ®
KT
EAERRR AR NERL ¢ RN Y X —, S R RRE AR TTER B (R
YTYY AT ZAV) Y —FTRT b —, S KRBT R KGR TR N e
SEEERARZT ) LEGR, T R EBR el SR > X —

02-5 #FELO4A FURIAFVE1 REERRGEHFHEREAVN7O07F I 7 AF#RICEBN
1A —H—F&
O P By a% I3 EAR REYZ fildvs ! B w2
D fREEEE A RIS SeIRERL L 2 —, 2 BT R ER A

02-6  Fabry j5E&ICH TS Migalastat SBEDE=X V) > ¥ OBEIE L BIEEDREL
O M6 2312 ¢k KK 125 BLDVT T BT W A 120
U 7 A e e FR TSR JeimE e g o & —, 2 B g s e, © IR G IE R A
YA R AR



17 :

P-1

P-2

P-3

P-6

1HB 108158 (K)
AF RRZ2—£15 1(409+410)

50~19:00 KRREZ—1: 34V V—LK| (LISHEE) - BAIBKE - B&EKE
EE:RE % (EHAERGAER MR- BEEREELY 2 )
HIf [E— EuMEEHMELY S — - BHRREH)

BESREZEICEMICESTELOSHEEIVARD 14
O e &R RRE SCRE L W KIG S Bl ke A R LA AL EN S #!
TIEIRC EOmbE B SR AR o 2 — NER

LOZHEEE OERIZE LT TFE3 BhEmiE REE D% R E
O RO sl ' RA MM AET S S pERT R BRI Rz ®
PRBRISIRE B g > 2 — ANIUREN DM - EIRARL 2 RBRREFIEE > X — RS R
SRR RBIA TS > R — 7/ LRI, * TR sl A
PHIEEMRY: T LR

EER MPS Il ITHVF Z8ERFP/INA AT —H—FE
O R @ E Eh BRE? IR —Re e NS NEEEE!
VENT B EENR LY 2 — Bingt 2 —8ER, 2 dLEREmR NRAE
SINESHMIEAMN T E DNA BEZEA IS a54 0 27—

ERER L JZHEE | RORBEFGICSH LI BRIEER
O BAF BeER ' Uk ORIl EAE MNDSERMR EE JER Y M ARG Al e
N SURE S S SR 1/ T
VEIRRY: BRAEED DR P EIRRYE R AR
SEIERAEAAENERRE YA ERSR, | BRI  IH(LARR
CHIERY EFE SRIEREE I - N - DS

LOZKEE N RISHTRINEFTRAT7IVI 7 (ELFHEZ) O—ikERMGERE - B
£HER
O A BEE El ZH ! dx TR? MVARLE 2, B RS B Sl S, e T
VRBRINTI KR KABE RAERIZRER FEdhEs 2
NI R EgE e 2 —  SEESEEt Y X —, 3JCR 7 7 — < HEtt

Efficacy of eliglustat with/without imiglucerase in pediatric Gaucher disease: ELIKIDS study
O Giraldo Pilar!, Deniz Kor?, Isabela Batsu®, Julie Kissell*, Ning Li®, Sefika Uslu Cil®

Guillermo I Drelichman’, Christine Xu®
"Hopital Quironsalud Zaragoza and Spanish Foundation for Gaucher Disease and other Lysosomal
Disorders, Zaragoza, Spain
2Cukurova University, Pediatric Metabolism and Nutrition Department, Adana, Turkey
3Sanofi, Bridgewater, New Jersey, United States, Sanofi, Cambridge, MA, United States
5Sanofi, Beijing, China, 8Sanofi, Cambridge, MA, United States
"Hopital de Ninos Ricardo Gutierrez, Buenos Aires, Argentina
8Sanofi, Bridgewater, New Jersey, United States

HREHERREEER T« I TV F—EMREICH T 2BRAERERE | BiaRRRA &
DL

O itk A LH R, O T B BT
WHERAY 0 MR



P-8 E—b2av 2N BFEGHIE LU FDA ARFICK S MLD BEEHEDEE
O BA& BERS EE kAL A HEZER 2 Chen Wu!, ik #1513
AR A N R SORT  SemE RIS v X — P REUERLRY ARG
SRR ERR

P-9 HEARMIEICEITRIER ALD X7 ) — =V 5 OZBHRE
O HHEHL HEEEERAL L (LR IO, pRE S8 L e il 2m &2 g ek’
R N2
KM NSA A B D7 ARt FEA 7 —=v T 22—
AR R RGBT NIRRZE, 3 < & SVIHEIRE i v 2 —

P-10  Metabolic Dysfunction and Hormonal Outcomes with Congenital Adrenal Hyperplasia
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Efficacy and safety of pegvaliase in adolescents with phenylketonuria: Interim results from
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