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Request for Educational (RFE)
Reference # RFE-23-IME-2

The Ultragenyx Global Medical Education and Grants program is committed to improving global
health outcomes for patients with rare and ultra-rare genetic disorders.

Ultragenyx’s competitive grant program involves a publicly posted general Request for Education
(RFE) related to a perceived educational gap. Decisions are not based on, or influenced by,
commercial interests. Organizations are invited to submit an application addressing the
knowledge gap as outlined below.

For all independent medical education grants, the grant requester is responsible for the design,
implementation, and conduct of the independent initiative supported by the grant. Ultragenyx
will not be involved in any aspect of the project, development, or faculty selection. Each request
will be evaluated independently and on its own merits by a formal committee, and Ultragenyx
will not provide any guidance about the evaluation of a request.

Ultragenyx recognizes that a healthcare gap exists in the current dosing and administration
strategies surrounding long-chain fatty acid oxidation disorders (LC-FAODs). Many clinicians lack
awareness on the optimized approach to dosing and administration, particularly for patients who
may present as mild, moderate, and/or non-symptomatic. Undertreated and underdosed
patients may be at risk for major clinical events (MCEs).

e We welcome submissions for independent medical education grants from educational
providers who can meet the time-sensitive grant submission window and launch an
educational program, preferably in Q4 2023. Activities launching in Q1 2024 will also be
considered.

e Submitted applications should be accompanied by a letter of request and a detailed grant
proposal including;

o Clearly stated format(s)

Educational/Learning Objectives

Expected Outcomes Level

Needs Assessment

Proposed Agenda

Minimum number of learners

Comprehensive Budget
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Submission Deadline: 11 August 2023, 5PM PT
Therapeutic Area: Long Chain Fatty Acid Oxidation Disorders (LC-FAODs)

Topic: Appropriate dosing and administration strategies for patients
living with LC-FAODs by;
e Assessing metabolic requirements of a patient and
determining distribution of macronutrients
e Understanding target daily dosage of triheptanoin (up to
35% of the patient’s total prescribed DCI divided into at
least four doses)
e Educating on administration strategies to achieve
tolerance and support patient adherence
Learning Format(s) e Comprehensive and innovative online enduring activities
Considered: e Regional series with endured component(s)
e Programs including downloadable resources (handouts,
slides), micro-learning, podcast, and/or social media
e Treatment simulations will also be considered

Target Audiences: Metabolic Dieticians, Physicians (Canada), Biochemical Geneticists,
Clinical Geneticists

Target Regions: Primary: US
Secondary: Canada

Available Budget: The maximum amount of funding available for this RFE is
$225,000 USD.

Disease Background:

LC-FAODs are rare, life-threatening, autosomal recessive disorders caused by mutations in the
genes that encode the proteins involved in either the transport or catabolism of long-chain fatty
acids.

Common clinical findings of LC-FAODs are rhabdomyolysis, hypoketotic hypoglycemia, and
cardiomyopathy. Other symptoms include hepatomegaly, Reye-like syndrome, peripheral
neuropathy, retinopathy, arrhythmias, and Gl distress. Individuals with LC-FAODs can present
with muscle weakness, myalgia, muscle cramps, and exercise fatigue. Many of these symptoms
are often accompanied by signs of general impairment (fatigue, headache, nausea, vomiting) and
are triggered by specific conditions such as exercise, change in temperature, emotional stress,
and others (illness and fasting).

Submission Instructions:

e Applications should be formally submitted through the Request Management System
(RMS) using the Medical Education application and include Reference RFE-23-IME-2in
request title.



https://www.cybergrants.com/Ultragenyx/medicaleducation

e Applications must be received by 5pm PT on 11 August 2023. Late or incomplete
submissions will not be reviewed and a rejection will be issued.

e Applicants may be asked to provide additional information or clarification during the
review period.

e All applicants will be notified of a decision via RMS system email no later than 01
September 2023.

e [f accepted, applicant must agree to the terms, conditions, and purposes of grant as
described in the Letter of Agreement.

Questions regarding this RFE should be directed in writing to grants@ultragenyx.com.
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