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BACKGROUND and GAPS 
Gaucher disease and acid sphingomyelinase deficiency ASMD are rare inherited lysosomal 
storage disease with overlapping clinical manifestations 
(https://pubmed.ncbi.nlm.nih.gov/36443133/). Clinicians find the differential diagnosis/symptom 
recognition of lysosomal storage diseases (LSDs), including Gaucher disease and ASMD, to be 
challenging, as little is taught about the diseases in clinical training and there is a wide spectrum 
of presentations and symptoms, many of which overlap with other more common diseases. In 
addition, within the phenotype there may be significant symptom variability.  Therefore, 
misdiagnosis and delayed diagnosis are common. (JIMD Rep. 2013;9:117-20; Am J Med Genet 
A. 2013 Oct;161(10):2431-43; J Inherit Metab Dis. 2010 Dec; 33 Suppl 3:S429-33.   
 
The metabolic defect in Gaucher Disease is caused by pathogenic variants in GBA gene and 
results in progressive accumulation of GlcCer and glucosylsphingosine in lysosomes, primarily 
in the cells of macrophage/monocyte lineage. The accumulating lipids trigger metabolic 
inflammation and immune activation that is associated with increased synthesis of GlcCer via 
induction of GlcCer synthase, thus amplifying the primary metabolic defect (Am J Hematol. 
2017;92:1170–1176). It exhibits diverse clinical manifestations, a broad range of age of onset of 
symptoms, and a wide clinical spectrum of disease severity, from lethal disease during infancy 
to first age of onset of symptoms in octogenarians (Am. J. Hematol. 90:S6–S11, 2015). 
 
Acid sphingomyelinase deficiency (ASMD), historically known as Niemann-Pick types A, A/B 
and B, is a lysosomal storage disease resulting from pathogenic variants in the SMPD1 gene, 
and consequent decreased or absent activity of acid sphingomyelinase. The clinical spectrum is 
wide, encompassing ASMD type A  (an infantile neurovisceral form) marked by severe 
neurological involvement and death in early childhood,  ASMD type B )a chronic form primarily 
marked by involvement of the liver, spleen, and lungs), and ASMD type A/B, an intermediate or 
chronic neurovisceral form. (https://pubmed.ncbi.nlm.nih.gov/28228103/) and  
(http://www.ncbi.nlm.nih.gov/books/NBK1370/) 
 
Splenomegaly is the most common clinical manifestations of both disease and patients will likely 
be referred to hematologists on their diagnostic journey. Nevertheless,  as disease awareness 

https://sgrants.envisionpharma.com/vt_sgrants/


for both diseases is low, and clinical manifestations overlap with other conditions, both common 
and rare, diagnosis and initiation of appropriate disease management may be delayed for years. 
Diagnostic algorithms, recommending parallel testing for both disease, and recommendations 
for disease management have been published. (https://pubmed.ncbi.nlm.nih.gov/28406489/) 
https://pubmed.ncbi.nlm.nih.gov/30514648/) and (https://pubmed.ncbi.nlm.nih.gov/36443133/) 
 
 
REQUEST FOR ASMD and Gaucher Disease IME GRANT PROPOSALS 
SANOFI is seeking proposals to close these independently defined healthcare gaps to improve 
clinician knowledge of diagnostic and treatment strategies in ASMD and Gaucher Disease at the 
2023 American Society of Hematology (ASH) Congress. Proposals can target one or multiple 
audiences.  
 
Specifically, Sanofi will consider programs including, but not limited to, the following: 

• IME live/enduring symposium at the 2023 ASH Congress.  Slot fees need to be secured 
by the Provider and included in this proposal. 

• Regional and/or Local distribution channels with or without enduring activity 

• Accredited or Non-accredited IME activities 

• Single supported and multi-supported activities  

• Maximum request not to exceed $350,000 
 
Preference will be given to proposals that recommend appropriately designed interventions that 
are likely to enhance a learner’s knowledge of the unmet needs and employ proven strategies to 
overcome knowledge and performance gaps and barriers.  
 
PROPOSALS 
Proposal should include the following information 
• Target Audience and Audience Generation: describe methods for reaching the target 
audience including description of recruitment and placement strategies to maximize 
participation. 
• Learning Objectives and Content Accuracy: Provide clearly defined and measurable 
learning objectives framed as expected practice improvements in relation to the identified gaps 
and barriers. 
• Include an overview of program content and explanation of criteria that will guide content 
selection, considering level of evidence and other variables. Sanofi is committed to the highest 
standards in ensuring patient safety; the applicant should describe methods to ensure complete, 
accurate, evidence-based review of key safety data for any therapeutic entities discussed in the 
activity. Explain how content will be updated, if necessary, throughout the program period, and 
how accuracy will be ensured. 
• Educational Methods: Sanofi supports the ACCME guidance for educational methods to 
be clearly designed to address the knowledge, competence and/or performance gaps that may 
underlie an identified healthcare gap. Your proposal should demonstrate an understanding of 
instructional design as it relates to the gaps in the knowledge, competence, or performance of 
the targeted audience. Educational methods and design should be based on current literature in 
CME best practice and consistent with ACCME accreditation criteria, as applicable. Preference 
will be given to applications that utilize methods that have been shown to result in practice 
improvements, and/or with data on the effectiveness of other programs of the same type.  
• Faculty Recruitment and Development: Provide Information on the expected 
qualifications of contributors and description of methods to ensure recruitment of course 
directors and faculty who meet the qualifications. Explain any methods that will be used to 



ensure that faculty are fully trained in the program expectations and any skills that may be 
needed to ensure effective delivery of intended education. 
• Program Evaluation and Outcomes: Provide a description of the approach to evaluate 
the reach and quality of program delivery; methods for monitoring individual activities and for 
ensuring ongoing quality improvements.  
Preference will be given to programs with Objectives and Outcomes Plans with objective 
measures of changes in knowledge, and/or additional measures of improvements in 
competence, performance, patient health, population health, and/or system improvements, as 
aligned with the design of the intervention. 
• Budget: Include a detailed budget with rationale and breakdown of costs, per unit, and 
description of each budget line item. In addition, please include any registrations fees paid by 
the learner, and how the fees will be applied.  
• Accreditation: If proposal involves an accredited program, the accreditation must be 
provided by an appropriate accrediting body and fully compliant with the accrediting body’s 
criteria and applicable government guidelines and regulations. 
• Fair Balance: The proposal should briefly describe methods for ensuring fair and 
balanced content, identification and resolution of conflict of interest, in alignment with applicable 
ACCME criteria. 
• Communication and Publication Plan: Provide a description of how the provider will keep 
Sanofi informed of progress. If applicable, include description of how the results of this 
educational intervention will be presented, published or disseminated. 
 
 
 


