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Committee Meeting Notice
HOUSE OF REPRESENTATIVES

Health Professions & Programs Subcommittee

Start Date and Time: Wednesday, November 05, 2025 10:30 AM
End Date and Time: Wednesday, November 05, 2025 12:00 PM
Location: Reed Hall (102 HOB)

Duration: 1.50 hrs

Briefing on the Florida Rare Disease Council, Pediatric Rare Disease Grant Program and the Sunshine
Genetics Act Pilot Program by the Department of Health.
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What is a rare disease?

 Medical condition that affects fewer than 200,000 people in
the U.S.

e Estimated number of rare diseases/conditions: '7,000-10,000
« Prevalence of rare diseases/conditions: 10%

e The three most commmon rare diseases:
o Sickle-cell disease
o Cystic fibrosis
o Eosinophilic esophagitis
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ipients, 2022

Top 50 Rare Diseases, Florida Medicaid
Rec
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Top 10 Rare Diseases, Florida Medicaid
Recipients, 2022

Sickle-cell digease withoul crisis

Cysiic fibrosis, unspecified |

Easmaphilic esophagiies

Sicca syndrome, unspecified
Meurafibromatosis, type 1F

Harmocystinuria

Palycythemia vera p

Myasthenia gravis without (scute) exacerbation
Heraditary factor VIl deficiency |

Basal cell carcinoma of skin, unspecified

1000 Fa NI E] 000 2000 Balnn
Number of Recipients

Florida Source: Florida Agency for Health Care Administration
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Rare Disease Advisory Councils by State

HOUSED BY:

B Government Agency/
Department

B University

Il Nonprofit

B Grantee from
Department of Health

ﬂgﬂg—ﬁ Source: National Organization for Rare Disorders (NORD), Updated July 1, 2025




Background

Florida Rare Disease Advisory Council (RDAC)

Established in 2021 under section 381.99, Florida Statutes:

» |dentify strategies that can improve health outcomes for the
approximately 2.3 million Floridians (1 in 10) with a rare disease.

* Provide insights and make recommendations that may enhance early
detection, treatment access, and provider awareness.

* Provide annual report to the Governor and State Surgeon General
outlining the RDAC's activities, findings, and recommendations.
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Florida RDAC Membership

22 Members, Serving 4-Year Terms

10 Members Appointed 6 Members Appointed by the
by the Governor Speaker of the House of Representatives
Department of Health ‘

Department of Education Academic Researcher

Agency for Health Care Administration
Office of Insurance Regulation

Physician

Self-advocate

Caregivers (two positions)

Care Organization Representative

Biotechnology
Health Insurance

Registered Nurse f
Pharmacist 6 Members Appointed by the
Geneticist President of the Senate

Hospital Administrator
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Subcommittee Structure

Academic Research Institutions

Develop recommended strategies for academic research institutions in Florida to facilitate
continued research on rare diseases.

Health Care Providers

Develop recommended strategies for health care providers to more efficiently recognize and
diagnose rare diseases to effectively treat patients.

Stage Agencies

Provide input and feedback to the Florida Department of Health, Medicaid program, and other
state agencies, on matters that affect people who have been diagnosed with rare diseases,
Including preparedness and response.
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2025 RDAC Recommendations

Recommend Data Collection to Understand Florida’s Rare Disease

Populations

Encourage the compilation of prevalence and incidence data using ICD-10 and national
datasets to develop a Florida-specific rare disease catalog, enabling comparisons with other
states for policy and resource allocations.

Promote Disaster Preparedness for Individuals with a Rare Disease
Recommend assessing heeds and creating educational materials to support patients and
emergency staff, leveraging resources like Florida's Special Needs Shelter Registry.

Encourage Enhanced Health Care Services for Individuals with a Rare

Disease
Recommend that the Florida Department of Health, Agency for Health Care Administration,

and Department of Education enhance services through data sharing, needs assessments, and

staff training.

Florida
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2025 RDAC Recommendations, continued

Support Improved Insurance for Individuals with a Rare Disease
Recommend the Florida Office of Insurance Regulation strengthen support by identifying

commercial health plan data, ensuring the promotion of fair and consistent benefit access,
and training staff.

Promote Provider Education and Awareness for Rare Diseases
Encourage enhanced provider education through awareness campaigns, specialist

Identification, and interdisciplinary care team support to improve diagnostic accuracy and
patient outcomes.

Encourage Streamlined Rare Disease Diagnosis

Recommend developing tools like symptom checklists, decision trees, and infographics to
guide providers and reduce diagnostic delays.

Florida 1
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2025 RDAC Recommendations, continued

Foster Collaboration and Funding for Rare Disease Research

Recommend strengthening research through partnerships with stakeholder groups, including
the National Organization for Rare Disorders, and targeting sustained funding for programs like
the Pediatric Rare Disease Grant Program.

Encourage Centers of Excellence for Rare Disease Research and Care
Recommend developing a framework for Rare Disease Centers of Excellence to enhance
research, clinical trials, and patient care, including mapping institutions and promoting genome
seguencing.

Florida 12
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Accomplishments

Andrew John Anderson Rare Disease Grant Program

« Administered by the Florida Department of Health
« Seeks to advance the progress of research and cures for rare pediatric diseases
« Provides $500,000 annually to support innovative clinical research

Interstate Council Collaboration

 Engaged with Minnesota, Pennsylvania, and Tennessee RDAC's
« Shared best practices on data usage, surveys, and funding models

* Discussed how other states could assist Florida's RDAC with funding and structure

Florida
HEALTH
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Pediatric Rare Disease Grant Program

2024 Awards

« Study developmental and epileptic
encephalopathy using YWHAG mutation models:

Andrew John $71,171 - Florida State University, Researcher

Cardiolipin Enhancing Mitochondria Acting
And.ersc.m Nanoengineered Tools for Understanding Role of
Pediatric Oxidative Stress and Inflammation in Barth

Rare Disease

Grant

« Unraveling Suppressors of mtDNA Instability:
A Path Toward Therapeutic Strategies for
Mitochondrial Depletion Syndromes: $500,000 -
University of Miami, Researcher

Syndrome: $428,829 — University of Miami,
Researcher

Florida 14
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Accomplishments

Sunshine Genetics Act Pilot Program
HB 907 — Sunshine Genetics Act establishes a
five-year genetic sequencing pilot program for
newborns and creates the Sunshine Genetics
Consortium.

« Establishes the Florida Institute for Pediatric

& Genelics Pilot Program 2,000,000

Rare Diseases at Florida State University g

FSU Match Betead MGl i,

 No-cost, voluntary full genetic code

seguencing for Florida newborns
o ldentify potentially serious but treatable
conditions early which can lead to:
= Better health
= Fewer hospital visits
= |mproved quality of life

Image: Florida State University
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RDAC Long-Term Priorities

Reduce delays in diagnhosis and

encourage the use of tools and

training that enhance early and
accurate diagnhoses

Recommend improved access
to expertise across Florida and
identify opportunities to
encourage more specialists

Florida
HEALTH

=

Understand patient treatment
challenges and promote
research and access to
therapies for rare diseases

Educate health care
professionals and the public on
the burden of rare diseases to
increase awareness

=
o Qo

Reduce financial burdens for
patients and out-of-pocket
expenses

Support patients and families
by encouraging enhanced
support services for individuals
and caregivers




Next Steps

Florida-Based Centers of Excellence

Create sub-centers doing research, studies, clinical care, or translational
studies

Build a repository for patients and families to gather information on
additional resources within the state

Promote interaction among rare disease researchers

Identify funding sources to increase successes of developing treatments
and interventions

Provide resources for families for accessing information regarding clinical
trials

Florida
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Next Steps

Online Repository

Resources for Patients and Families Resources for Physicians and Medical
Practitioners

Decoding complexities of rare diseases . . .
g comp Ongoing education and professional

Securing treatments development

Navigating the health care system Access to the latest knowledge, tools, and
insights

International Classification of Diseases (ICD)
codes for rare diseases

Standardized diagnosis and treatment methods

Support from non-profit organizations and advocacy
groups

Personalized care approaches
Customized treatments and support services

Online Repository
Recommendations

Resources for Education and Advocacy
Frograms under Florida's Depariments of Health and Education
Comprehensive care continuum resources
Feedback from Medicaid recipients
Utilization of surveys to gather patient feedback
Continuous improvement of Medicaid services

Florida
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Contact

JP Bell

Director, Office of Legislative Planning
850-245-4006

2l T:\Mlz] John.Bell@FLHealth.gov
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