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ACTIVITY OVERVIEW – With the approval of 2 new entities, recent advances in enzyme 
replacement therapy (ERT) have created a paradigm shift in which healthcare providers 
(HCPs) have gone from only being able to use a single agent to being able to choose a 
treatment from multiple available options. Furthermore, the increasing adoption of newborn 
screening is allowing for greater appreciation of the early manifestations of late-onset 
Pompe disease (LOPD) and the opportunity to intervene earlier in the disease course. This 
activity will explore the new understanding around LOPD symptom onset and the efficacy 
of next-generation treatments to modify disease progression. Case-based scenarios that 
explore treatment initiation, how to monitor disease progression with the emerging 
biomarkers and patient-reported outcomes, strategies for multidisciplinary care that include 
shared-decision making, and considerations around treatment switching will be discussed.

TARGET AUDIENCE – This activity is intended for neuromuscular specialists, neurolo-
gists, clinical geneticists, genetic counselors, inherited metabolic disease/lysosomal 
storage disorder specialists, as well as other HCPs involved in the diagnosis and manage-
ment of LOPD.

AGENDA
   The Impact of Our Evolving Understanding of LOPD on Treatment Goals 
   Evaluating the Utility of Next-generation LOPD-Modifying Therapy
   Delivering Comprehensive Care for LOPD in an Evolving Treatment Era
   Q&A and Closing Remarks


