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This thought-provoking symposium, hosted by Dr Barry Byrne (University of 
Florida) and Professor Mark Sands (Washington University School of Medicine), 
will discuss the most common clinical considerations associated with delivering 
enzyme replacement therapies (ERTs) in lysosomal disorders (LDs).
LDs result from deficient enzyme activity, leading to progressive substrate 
accumulation. Some LDs can be treated with infusion of an exogenous enzyme 
source, known as ERT. However, there are potential clinical and mechanistic 
considerations associated with infusion-based treatment. These include 
biodistribution and variable organ response,� the need for high and frequent 
dosing1–3 that may impact on patients’ quality of life,4–6 and the potential for an 
immune response against the recombinant enzyme.7,8 

In this symposium, Dr Byrne will provide an overview of enzyme dysfunction in 
LDs before delving into the clinical considerations associated with infusion-based 
treatments. A patient and a caregiver will also provide their valuable perspectives 
on living with and caring for a person with an LD. Using late-onset Pompe disease 
(LOPD) as a case study, Professor Sands will highlight the mechanistic 
considerations of delivering a recombinant human enzyme to target tissues.
The event will close with an interactive Q&A, moderated by Dr Byrne, giving 
you the opportunity to have your questions answered live by our expert panel.
We look forward to seeing you there.

Friday February 24, 2023
11:45 am – 12:45 pm ET
Florida Ballroom 

Invitation to attend an Industry 
Satellite Symposium sponsored 
by Amicus Therapeutics

Industry Satellite Symposium sponsored by Amicus Therapeutics. This symposium is designed as disease education; treatments 
for lysosomal disorders or those in development will not be discussed.
This Satellite Symposium is not part of the official WORLDSymposium™ program, and WORLDSymposium does not approve or 
endorse any commercial products or services discussed during the Satellite Symposium or offered for sale by the corporate 
supporter of the Satellite Symposium. This Satellite Symposium is not approved for CME by WORLDSymposium or any other entity.
Eligibility: Registration for WORLDSymposium 2023 and an official name badge is required to attend this satellite symposium.
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