BALANCE Expert Summit Lisbon Agenda

Day 1 Agenda — Friday, 23 June

14:00 — 14:30

14:30 — 15:00

15:00 — 15:45

15:45 - 16:00
16:00 — 16:45

16:45 - 18:15

18:15 - 19:00

Welcome: The Importance of Recognizing and Diagnosing LAL-D
Maurizio Scarpa, MD, PhD

What's New in LAL-D?
Review recently published data, consensus guidelines, cases, etc.
Florian Abel, MD

Pathophysiology and Diagnosis of LAL-D

Provide an overview of LAL-D pathophysiology from mutation to
multiorgan damage and differential diagnosis of LAL-D

Jesus Quintero, MD, PhD

Break and Poster Session

Sebelipase alfa Clinical Trial Data
Review the latest sebelipase alfa efficacy and safety data
Barbara Burton, MD

Patient Journey to Diagnosis of LAL-D: Clinical Case Experience
Christina Lampe, MD; Mordechai Slae, MD

Finding Patients in Your Clinic: Success Stories
Maria Zharkova, MD, PhD

Day 2 Agenda — Saturday, 24 June

8:00 — 8:15

8:15-9:15

9:15-9:30
9:30 - 10:00

10:00 — 10:30

10:30 — 10:45

10:45 - 11:15
(Delegates rotate through all sessions)

11:15-11:20

11:20 - 11:50

11:50 — 12:45

12:45-13:30
(Delegates rotate through all sessions)

Chairman's Address/MetabERN Update

Provide update on progress of European Reference Network for
Hereditary Metabolic Diseases (MetabERN)

Maurizio Scarpa, MD, PhD

Management of Patients with LAL-D: Clinical Case Experience
Christina Lampe, MD; Mordechai Slae, MD

Break and Poster Session

Pathology of LAL-D
Maesha Deheragoda, MD

Genetic Determinants of LAL-D: Case Experience
Barbara Burton, MD and John Reynders, PhD

Break and Rotation

Differential Diagnosis of Fatty Liver Disease
Jesus Quintero, MD, PhD; Valerio Nobili, MD

Differential Diagnosis of Hereditary Dyslipidemias
Mafalda Bourbon, PhD

Rotation

Differential Diagnosis of Hereditary Dyslipidemias
Differential Diagnosis of Fatty Liver Disease
Lunch

Case Reviews: Clinical Clues for Identifying High-Risk Patients
Christina Lampe, MD; Mafalda Bourbon, PhD

Practical Approaches to Testing for LAL-D: Success Stories



13:30 - 13:35

13:35 - 14:20

14:20 - 14:35
14:35-14:55

14:55 -15:00

John Hamilton, MSc, MPC

Rotation

Practical Approaches to Testing for LAL-D

Case Reviews: Clinical Clues for Identifying High-Risk Patients
Break and Poster Session

Outstanding Questions on the Management of Patients with LAL-D
Barbara Burton, MD; Mafalda Bourbon, PhD; Christina Lampe, MD;
Valerio Nobili, MD; Jesus Quintero, MD, PhD

Moderator: Maurizio Scarpa, MD, PhD

Concluding Remarks and Departures



