4

Research Newe

e’

RARE DISEASE DAY®

Rare Disease Day is a global movement that shines a light on the more than 300
million people worldwide living with a rare disease and pushes for greater equity in
health care, including access to timely diagnoses and approved treatments. Since the
launch of Rare Disease Day, thousands of people have mobilized across the world in
support of finding rare disease treatments, expanding public understanding and
highlighting the urgent unmet needs of our community.

For those of us in the FA community, participation in Rare Disease Day is more than
symbolic; it’s strategic. When we show up, share our stories, and speak with a unified
voice, we make measurable progress. Together, FA advocates have doubled federal
FA research funding through the Congressionally Directed Medical Research
Program (CDMRP), passed laws that accelerate research, and ushered in the
approval of our first FA treatment! The momentum is incredible, but our work isn’t
finished.

Since the passage of the Orphan Drug Act in 1983, more than 1,300 orphan drugs
have been approved, demonstrating remarkable scientific progress for rare disease
patients. Increased funding, innovative incentives, and patient-centered policies can
help unlock the next generation of breakthroughs.

Members of Congress are especially responsive to the people they represent, and
many have never heard of FA until meeting someone in our community. When you
share what it’s like to live with FA, care for someone with it, or navigate the
health-care system, you provide lawmakers with the context they need to champion


https://curefa.org/
https://www.rarediseasesinternational.org/new-scientific-paper-confirms-300-million-people-living-with-a-rare-disease-worldwide/#:~:text=According%20to%20the%20research%20conducted%2C,start%20in%20childhood
https://www.rarediseasesinternational.org/new-scientific-paper-confirms-300-million-people-living-with-a-rare-disease-worldwide/#:~:text=According%20to%20the%20research%20conducted%2C,start%20in%20childhood
https://www.accessdata.fda.gov/scripts/opdlisting/oopd/index.cfm

rare disease research. Your story could be the reason someone supports a law that
leads to crucial scientific discoveries.

This year, Rare Disease Day falls on Saturday, February 28, 2026, and organizations
are celebrating all month long. Below, you'll find a schedule of events where you can
help raise awareness. Whether you participate online or in person, your involvement
amplifies our collective impact.

And as seen in this slide recently shared by the EveryLife Foundation, sharing your
story with your legislators—in person, by email, on social media, or within your
community—is one of the most powerful tools we have. Let’'s make sure Rare
Disease Day doesn’t pass without you!
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Rare Disease Day Events
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FEBRUARY 23

Moving forward. Looking ahead. AM EVENT FOR PATIENTS

Join the FDA for a virtual public meeting on Monday, February 23, 2026, in global
observance of Rare Disease Week.

The theme is: “Moving Forward. Looking Ahead. An Event for Patients.” The goal
of this year’s Rare Disease Day is to explore ways to engage and collaborate with
patients and their communities to support and accelerate the development of medical
products for rare diseases. We want patients to connect with FDA and stay involved
with our outreach and engagement programs to ensure the patient voice informs
medical product development and regulation throughout FDA.

Panels will discuss:

Patient Focused FDA Initiatives

Patient Engagement Opportunities

Addressing Challenges and Opportunities with Al Technology
Utilizing Real World Data and Real World Evidence at FDA

RARE 5225~

This free multi-day event, hosted by the Rare Disease Legislative Advocates, a
program of the EveryLife Foundation for Rare Diseases, brings together rare disease
advocates from across the country to make their voices heard with their Members of
Congress. Participants are educated on policy proposals impacting the rare disease


https://www.fda.gov/news-events/fda-meetings-conferences-and-workshops/public-meeting-fda-rare-disease-day-2026-02232026?utm_medium=email&utm_source=govdelivery

community and provided opportunities to advocate directly for policy change with their
Members of Congress.

When? February 24 - 26, 2026 ? Where: Washington, D.C.

Registration for this event has closed, but some of the programming will be
livestreamed. Click here for more information.

RARE DISEASE DAY at NIH
Feb. 27, 2026 | #RDDNIH
ncats.nih.gov/rdd

This free, hybrid event is an opportunity to hear directly from the world's leading
researchers about the current challenges and emerging opportunities in the field of
rare disease research.

NORD and EURORDIS Create Rare Disease Resources

. 3,
>
NORD has curated Rare Disease Day QY & N RD®
resources — including social media assets, o x\"' - 0
. . s " \ National Organization
messaging toolkits, downloadable activities, for Rare Disorders

and opportunities like Show Your Stripes and
Light Up for Rare — to make participation easy
for organizations of all sizes.


https://everylifefoundation.org/rare-advocates/rare-disease-week/rare-disease-week-agenda-2026/
https://ncats.nih.gov/news-events/events/rdd?utm_source=LinkedIn&utm_medium=Social&utm_campaign=RDD_Partner
https://rarediseases.org/rare-disease-day/
https://rarediseases.org/rare-disease-day/

For international information, Rare Disease

b 4 *
Day is led by EURORDIS — Rare Diseases **‘:: ***
Europe, and they have developed a Rare ®
Disease Day website! \

EURORDIS

RARE DISEASES EUROPE

Capitol Hill Updates

The Senate passed H.R.7148, the Consolidated Appropriations Act, 2026, on January
30, 2026, with a 71-29 vote. The bill, which passed with amendments, was
subsequently agreed to by the House on February 3, 2026, by a vote of 217 to 214,
and signed into law that same day, marking a resolution to the federal budget
process.

This law includes:
- $47.216 billion for the NIH base budget, representing a $415 million (0.9%)
increase, relative to the total for the agency in FY25
o The National Center for Advancing Translational Sciences (NCATS),
the NIH’s home for rare disease research, will receive a $10 million
increase dedicated to rare disease research.
o Protections against drastic cuts to the NIH'’s indirect cost rate
o Blocks a planned change to grant funding that would have reduced
the number of grants awarded each year.
- Approximately $6.957 billion in funding for the FDA for FY26. This includes
$3.422 billion in discretionary funding.


https://www.rarediseaseday.org/
https://www.rarediseaseday.org/
https://www.congress.gov/bill/119th-congress/house-bill/7148
https://clerk.house.gov/Votes/202653

- CDMRP/PRMRP funding restored

- Accelerating Kids' Access to Care Act which streamlines Medicaid and CHIP
enrollment for out-of-state providers

- Mikaela Naylon Give Kids a Chance Act (originally H.R. 1262), which
reauthorizes the FDA's Rare Pediatric Disease Priority Review Voucher
(RPD PRV) program through September 30, 2029!

FARA and the FA community have followed and supported all of these issues, but one
brings particular joy and satisfaction. The RPD PRV Program, established by the FDA
over a decade ago, has been instrumental in advancing therapies for more than 40
rare pediatric conditions, many of which would likely never attract investment without
this program...including Skyclarys! This important and successful program costs the
taxpayers nothing but offers immense benefits! Its reauthorization, after more than
two years of your advocacy, means the RPD PRV can continue to encourage
pediatric therapy development and clinical trials.

The federal government is now funded through September 30 except for DHS,
which is only funded through Feb. 13.The DHS budget includes funding for major
operational components focused on border security, immigration, transportation

security, and emergency management. Key agencies include:
U.S. Customs and Border Protection (CBP)
U.S. Immigration and Customs Enforcement (ICE)
U.S. Coast Guard (USCG)
Transportation Security Administration (TSA)
- NOTE: if you are traveling after Feb 13, TSA will be working but delays
possible
Federal Emergency Management Agency (FEMA)
Cybersecurity and Infrastructure Security Agency (CISA)
U.S. Secret Service (USSS)
U.S. Citizenship and Immigration Services (USCIS)

National Institutes
of Health

On Tuesday, NIH Director Dr. Jay
Bhattacharya testified before the



Senate Health, Education, Labor, and
Pensions (HELP) Committee.

The focus of the hearing was NIH modernization, but a range of topics were

addressed including vaccine policy, clinical trial disruptions, and multi-year funding.
Watch the recording here.
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Secretary Kennedy Adds Two New Conditions to the
Newborn Screening Panel!

The U.S. Department of Health and Human Services (HHS) has added Duchenne
muscular dystrophy (Duchenne) and Metachromatic Leukodystrophy (MLD) to the federal
Recommended Uniform Screening Panel (RUSP). Congratulations to both communities
for successfully advocating for this significant milestone.

FA is not eligible for the RUSP as there are no approved treatments for newborns...YET!

Announcements



https://nam12.safelinks.protection.outlook.com/?url=http%3A%2F%2Fsmartmailerclick.bisglobal.net%2Fact_linkClick.aspx%3Fsm_guid%3DOTMyNDYzfDIzMTcwNzA2fDF8YnJpZ2lkLmJyZW5uYW5AY3VyZWZhLm9yZ3w4NDg5NjU2fGh0dHBzOi8vd3d3LmhlbHAuc2VuYXRlLmdvdi9oZWFyaW5ncy9tb2Rlcm5pemluZy10aGUtbmF0aW9uYWwtaW5zdGl0dXRlcy1vZi1oZWFsdGgtZmFzdGVyLWRpc2NvdmVyaWVzLW1vcmUtY3VyZXN8MHwwfDB8OTUzfDB8MHx8OTI5OTU0fDE1&data=05%7C02%7Cbrigid.brennan%40curefa.org%7C74395c5c955a47f6453608de65035174%7C8cc90651ee9e42a4a321f950a9f6bb10%7C0%7C0%7C639059262140946050%7CUnknown%7CTWFpbGZsb3d8eyJFbXB0eU1hcGkiOnRydWUsIlYiOiIwLjAuMDAwMCIsIlAiOiJXaW4zMiIsIkFOIjoiTWFpbCIsIldUIjoyfQ%3D%3D%7C0%7C%7C%7C&sdata=hWvkmyFCNqfeXx4NpFfYVljR%2BGWUI8%2FxLt7fT4Bo3uU%3D&reserved=0

FARA Ambassador Jean Walsh
in the News!

Thank you, Ambassador Walsh, for spreading
the word on rare disease and the importance
of the Rare Pediatric Disease Priority Review
Voucher (RPD PRV) program! By writing an
Op-ed piece, her story ended up on the front of
her local paper. One person can make a

difference!

#RAREis Scholarship Fund

Thanks to the support of Amgen, the #RAREis

#@ %RE IS Scholarship will be offered in 2026 for

Scholarshlp Fund individuals ages 17+ with a rare disease who

R e R L RO R are enrolling in undergraduate or graduate
school, trade school, or any accredited course
in Fall 2026.

The application will be open from March 17 through April 28, 2026 (3 PM CT). Up to
58 $5,000 scholarships will be awarded for the fall semester. Click here to learn
more.

State News
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Your voice is needed at the State Capitol! Please join the National Organization for
Rare Disorders (NORD) for Rare Disease Day in Albany, New York on Tuesday,
February 24, 2026.


https://mcusercontent.com/a661b767084cdf646c4648e88/files/3b762ce8-668d-460a-a925-2b6a71db3a73/jwalsh_oped.pdf
https://mcusercontent.com/a661b767084cdf646c4648e88/files/e8ad664c-6984-acc7-742e-9a7f8cb88d30/Jean_Walsh_Eagle_Tribune.pdf
https://mcusercontent.com/a661b767084cdf646c4648e88/files/e8ad664c-6984-acc7-742e-9a7f8cb88d30/Jean_Walsh_Eagle_Tribune.pdf
https://everylifefoundation.org/rare-scholarship/

This is your opportunity to meet face-to-face with your state legislators and urge them
to support Senate Bill S1287B / Assembly Bill A1296B, a critical bill that would
codify a Rare Disease Advisory Council (RDAC) into law. An RDAC ensures that
the rare disease community has a seat at the table when the state makes decisions
regarding healthcare access and policy.

Event Details

When: Tuesday, February 24, 2026

Time: 9:30 AM — 4:00 PM

Where: State Street and Washington Avenue, Albany, NY 12224
Food: Complimentary food and drinks will be provided.

Join Your State’s Medicaid Beneficiary Advisory Council!

Numerous states are currently accepting applications for their Medicaid Beneficiary
Advisory Councils (BAC), and this is a great opportunity to make your voice heard
and advocate for patients and families in your state. Members of these advisory
councils will influence Medicaid policy and program implementation, including ways to
ensure that patients have access to providers and are able to navigate upcoming
Medicaid changes mandated by the One Big Beautiful Bill Act. The time commitment
should be minimal, and some states offer modest compensation for advisory council
members. Applications are often short and simple to complete.

If you are a current or former Medicaid beneficiary or caregiver of a Medicaid
beneficiary and reside in one of the states below, consider applying and helping
ensure that Medicaid best serves the FA community.

» Connecticut is now accepting applications with no deadline indicated.
* Florida is now accepting applications.
» Maryland is accepting applications via email with no specific deadline. For more

information, please email mdh.mmacbac@maryland.gov.

» Montana is accepting applications with no specific deadline.

* Ohio is accepting applications with no deadline.

» Washington is accepting applications by email at ahcommunications@hca.wa.gov.

Include your name, client ID, contact information, and your preferred time to be
contacted in the email.
« Idaho is accepting applications


https://donate.rarediseases.org/event/albany-rare-disease-day-2026/e760079
https://apps.ahca.myflorida.com/macbac?utm_campaign=RDLA%20Newsletter&utm_medium=email&_hsenc=p2ANqtz-8st7p7-7qjVWasEv8lH0PaaOdgEyfVR_VgHK8F35OO_GV9um-WEajtX5H5KGurabmoBgTGChZMlXUIy4SEqJ2xIOsOHyJJJpzrzuBF_jj0RUFSKh4&_hsmi=390331926&utm_content=390331926&utm_source=hs_emailved=0
mailto:mdh.mmacbac@maryland.gov?subject=&body=
https://gov.mt.gov/boards_appointments/BoardOpenings.aspx?utm_campaign=RDLA%20Newsletter&utm_medium=email&_hsenc=p2ANqtz-8NLKuOhHDE-xn-14D4qaWmqIh9upUuU1ja2uxTvTxySlISOm7ub3_BTWM1-iKiMDrVGjIkTVUwAdBst14-HXyQoLxN8MQy8-RW4if1NbSCWwaMxcE&_hsmi=390331926&utm_content=390331926&utm_source=hs_email
https://medicaid.ohio.gov/home/mac-bacapplication?utm_campaign=RDLA%20Newsletter&utm_medium=email&_hsenc=p2ANqtz-9gVTdz6a2dPyDWRRWx7E9R8Pg7bj15GjYvF71iNJFGggsoeU3ysFP3jmh9N2_Q5ClH7H7hz0OPCJS4Hb-ISbuAYUvYFm8U8w-CS0zVAK54J6XO8sA&_hsmi=390331926&utm_content=390331926&utm_source=hs_email
mailto:ahcommunications@hca.wa.gov
mailto:ahcommunications@hca.wa.gov
https://healthandwelfare.idaho.gov/about-dhw/boards-councils-committees/medicaid-advisory-committee?utm_campaign=RDLA%20Newsletter&utm_medium=email&_hsenc=p2ANqtz-_8FeZ9yegOuAzVhet4x_8Cn9qO22Qz0Wn8aehRuUTm9EZRwyLwMNHJdx6PCguL57uXhO8LrqiGnzHNHnj5UFf2Y5U0hTVGzBmn4salKUo8oJQRdiE&_hsmi=390331926&utm_content=390331926&utm_source=hs_email

* New York is accepting applications

States that will open applications soon:
» Hawaii and North Carolina will begin a new round of applications in the fall.

I State has an RDAC @ State does not have an RDAC

Upcoming Rare Disease Advisory Council (RDAC) Meetings

* Tennessee: The Tennessee RDAC meets on the fourth Wednesday of every other
month 8:00 a.m. to 9:30 a.m. CST. If you are interested in joining the meeting, please
email info@tnrdac.org for instructions on attending. Additional meeting information
can be found here.

» Connecticut: The Connecticut RDAC meets on the fourth Tuesday of every month
from 2:00 p.m. to 3:00 p.m. ET, unless otherwise noted. To join the monthly meeting
or see other events held by the Connecticut RDAC, click here.

* Maryland: The Maryland RDAC meets on the second Tuesday of every month from
4:00 p.m. to 5:00 p.m. Additional meeting information can be found here.

Update Us on Your Advocacy!


mailto:ahcommunications@hca.wa.gov
https://www.health.ny.gov/health_care/medicaid/mac_bac/?utm_campaign=RDLA%20Newsletter&utm_medium=email&_hsenc=p2ANqtz-9OGYis7ELzKk9rdmbSdFf_ChY-X_aUm2OqWwqh6MI0akiueGm4BaZesE0OIGEt96PDGGYBh4q2PAeIe-wS2gxbsN89FMyw7e7nnLsfOxyLIJWelJ4&_hsmi=390331926&utm_content=390331926&utm_source=hs_email
https://medquest.hawaii.gov/en/resources/community-partners.html?utm_campaign=RDLA%20Newsletter&utm_medium=email&_hsenc=p2ANqtz-80ZrDPfjO-0rPB28SxHnmCvVk2FAfeZiqDyhCq-B_Udr9NHUFQs7W19urE9YRPS3iGxg3fI7In3ANj-tc4jxRcmvSgLUYAoYZ6b9K5LJuR9htRLlU&_hsmi=390331926&utm_content=390331926&utm_source=hs_email#tabs-ec18250ec8-item-d9b9b35f02%20Member%20Resources
https://forms.office.com/pages/responsepage.aspx?id=3IF2etC5mkSFw-zCbNftGS5v9U5atWhGuG_kQFVyat1UQzJYMFcwU0NOUFNUWThEV0tISkVWMzJGSi4u&route=shorturl&utm_campaign=RDLA%20Newsletter&utm_medium=email&_hsenc=p2ANqtz-9ivapmPgTRxq_tB8Rgmgdl5zwk7oJZP8Zt_OnyHuwqJkUdeF0ka5hRWX1SPYhc_Oo5KKX3acKz8VN8JMAyUaoA89-4XJXlhQnZqkuEnsfrbX6hfEk&_hsmi=390331926&utm_content=390331926&utm_source=hs_email
https://nam12.safelinks.protection.outlook.com/?url=https%3A%2F%2Ft.congressweb.com%2Fl%2F%3FPXKMKRJLPPVVVER&data=05%7C02%7CEmma.Potter%40curefa.org%7Cba581cb624f649c29cc208dd0589857b%7C8cc90651ee9e42a4a321f950a9f6bb10%7C0%7C0%7C638672810453179389%7CUnknown%7CTWFpbGZsb3d8eyJFbXB0eU1hcGkiOnRydWUsIlYiOiIwLjAuMDAwMCIsIlAiOiJXaW4zMiIsIkFOIjoiTWFpbCIsIldUIjoyfQ%3D%3D%7C0%7C%7C%7C&sdata=ADWfysmbIqXEB4z%2BFnUTnyPvo%2FheUIJsxyHSSdD1Cpw%3D&reserved=0
https://portal.ct.gov/dph/working-groups/rare-disease-advisory-council
https://health.maryland.gov/phpa/cyshcn/Pages/Rare-Disease-Advisory-Council.aspx

Have you engaged in advocacy recently? Met with a federal, state or local lawmaker?

Participated in a public meeting or wrote about FA or rare disease? FARA would love

to share the amazing advocacy work our community members are doing. So, please
let FARA know by sending updates to Berkley Bell, berkley.bell@curefa.org.
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