Thursday, June 24th, 2021 -- Scientific Meeting

Pacific Mountain | Eastern Amsterdam AM Block 1 Title Speaker

5:00AM |  6:00AM |  8:00 AM 2:00 PM 7:00 A | Results from a multinational clinical treatment |\ e ook ohler
study in adrenomyeloneuropathy

530AM | 6:30AM |  8:30 AM 2:30 PM 7:30 Am | Survey based natural history study formenand | o o genayg
women with adrenomyeloneuropathy

6:00 AM 7:00 AM 9:00 AM 3:00 PM 8:00 AM | New Biomarkers and Treatment of ALD Troy Lund
Causes and consequences of disturbed brain

6:30 AM 7:30 AM 9:30 AM 3:30 PM 8:30 AM | ion and water homeostasis in the Rogier Min
leukodystrophy MLC

BREAK

7:00AM | __8:00AM | _10:00AM | __4:00PM o —

AM Block 2

7:30 AM 8:30 AM 10:30 AM 4:30 PM 9:30 AM Antisense therapy in a new rat model of Tracy Hagemann
Alexander disease
8:00AM | 9:00AM | 11:00 AM 5:00 PM 10:00 AM | 'V&W LBSL phenotypes and implications for Marjo van der Knaap
insight into selective cellular vulnerability
8:30AM |  9:30AM | 11:30 AM 5:30 PM 10:30 Am | TWo vears of patient-derived cells: what we've | o\ oo Vot
learned about LBSL
9:00 AM 10:00 AM 12:00 PM 6:00 PM 11:00 AM | MLD and possible treatment options Nicole Wolf
| MEAL |
9:30 AV | 10:30AM | 12:30PM | 6:30PM 1130AM
PMBlock1 |
10:30 AM 11:30 AM 1:30 PM 7:30 PM 12:30 PM | Movement disorders in MCT8 deficiency Davide Tonduti
11:00AM | 12:00AM |  2:00 PM 8:00 PM 1:00 piv | The clinical and radiological spectrum of POLR3- | o\ ia e Bernard
related disorders
11:30 AM 12:30 PM 2:30 PM 8:30 PM 1:30 PM | AGS Laura Adang
12:00 PM 1:00 PM 3:00 PM 9:00 PM 2:00 PM | FA2H Sunita Venkateswaran

BREAK

12:30PM | __1:30PM |__3:30PM | ___9:30PM 230PM0

PM Block 2

Diagnostic Challenges in Adult Genetic

1:00 PM 2:00 PM 4:00 PM 10:00 PM 3:00 PM | Leukoencephalopathies and Genetic Mimickers | Roberta LaPiana
of Acquired Myelin Disorders
1:30 PM 2:30 PM 4:30 PM 10:30 PM 3:30 PM | Newborn screening for CTX and MLD Michael Gelb

Free Discussion

2:00 PM

3:00 PM

5:00 PM

11:00 PM

4:00 PM




