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0-10 Recommendation of NBS- IEM Disorder in India based on 20 Years’ Experience using Mass
Spectrometry

O Usha Pinakin Dave
Director, MILS International India
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SPSE3 Safety and Efficacy of Pabinafusp Alfa in MPS Il: Crossing BBB with an Intravenously
Administered Fusion Protein

O Nicole Muschol
University Medical Center Hamburg-Eppendorf

15:10~16:20 —RZEE3 : 7z Z)b7 bV REE (PKU)
R FE G8% GEERAFESSR MR
F  HTF EEENAT MRERY)

0-11  Z7zx=Z)b7 bYVRIEICHT % BH, BFEEHERRICE TS ER « BHy NI XTS5 EY T4 DE
&

O dulr #RL RO L R R MA BRE N NIEHCGEM ¢ il B LR ek
PRBRNTREEREERARAERTERE FEENIEE, 2 RBROTRER AR ERHTERE  RFRHE 2
8 RBRNTEREAREABE R AR s A ST A I M B A i e

0-12  [E=EEY FiF]

0-13 BAXERICEHIFS ATLAS SHEMSE : 7 ZIVT b RIEDBFIRZOFH
O AH #ELVIVL A=V 83VUtTr e BRE M Nddhb 4 Ea FE°
A EHEC PR BT EE ELE N oR®
VHRRRE EHPER O NRRL P RS AR T = a—T 1 b
S ENTRREERE I CREE R v 2 — N - B REe Y 2 —
YIERY: BRI NRREARRE, C ERERRY: T LERR - NRER
CHARY: R NERER NEREPESE, TIRHERRY: R NERRE
8 RBRANNTR: BRAAER FENRERE, © BRAKAR A AL RIEANIE NREREARR RS

0-14 18RWULDT7 =V b RIEBREZWRE LTz Pegvaliase EIPARRZMRE
O g ¥yl of EE2 O ol Es Zds i el a—-L v Y=>
e Bk
VBEHERIAE R NERPE 2 HARY: R NERER NEREE
3 KBRINAT R B2 SO NRESE A NA AR VT 7=V a—T 4 VI v I8V
SINAARY VT 7= a—T 1 HhV



0-15  RAZ zZ)b7 b VRERE 11 HICX T S EFRIEHSE Pegvaliase FAFFHDIRET
O M &L B NIZO» Y KM —8 AE EH!
PHARA AR N AR NRRPA T, 2 AR AR AR e R e 00
3 HGUERAL L e N AR

0-16  Phase 3 APHENITY Trial Results: Oral Sepiapterin for the Treatment of Phenylketonuria
O Kathleen Somera-Molina!, Tomoko Bessho?, Nicola Longo®, Ania Muntau®
Amaya Belanger-Quintana®, Lali Margvelashvili®, Ida Vanessa Schwartz’, Drago Bratkovic®
Kimberly Ingalls', Neil Smith!
'PTC Therapeutics Inc, Warren, NJ, USA, 2PTC Therapeutics K.
3Division of Medical Genetics, University of Utah, Salt Lake City, USA
University Children’s Hospital, University Medical Center Hamburg Eppendorf, Germany
°Hospital Universitario Ramon y Cajal Centro de Referencia Nacional para Enfermedades Meta-
bolicas Hereditarias, Spain, ®Pediatric Surgery Center, Thilisi, Georgia
"Hospital de Clinicas de Porto Alegre, Porto Alegre, Brazil
8PARC Clinical Research, Adelaide, Australia

0-17  APHENITY Extension Study Preliminary Results: Oral Sepiapterin for the Treatment of
Phenylketonuria
O Kathleen Somera-Molina', Tomoko Bessho?, Ania Muntau®, Lali Margvelashvili®, Laura Guilder*

Ida Vanessa Schwartz®, Anita MacDonald®, Kimberly Ingalls', Neil Smith!, Melissa Lah’
'PTC Therapeutics Inc, Warren, NJ, USA, 2PTC Therapeutics K.K.
SUniversity Children’s Hospital, University Medical Center Hamburg Eppendorf, Germany
The Hospital for Sick Children, Toronto, ON, Canada
SHospital de Clinicas de Porto Alegre, Porto Alegre, Brazil
Department of Dietetics, Birmingham Children’s Hospital NHS Foundation Trust, Birmingham, UK
"Department of Medical and Molecular Genetics, Indiana University School of Medicine Indianapolis,
IN, USA
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