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Mission

Our mission is to improve health
outcomes for patients with
adrenoleukodystrophy (ALD) by
empowering patients, raising
awareness, and accelerating the
translation of scientific advances
into better clinical care.

Vision
We strive to revolutionize care, end
suffering from ALD, and find a cure.
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Dear ALD Community, (5)

As we look back on 2025, we are grateful for the strength, collaboration,
and shared purpose that continue to define the ALD Connect community.
This past year reflected both meaningful progress and a thoughtful
leadership transition that positions the organization well for the future.

Dr. Florian Eichler completed his term as President in 2025 after more than a
decade of dedicated service. From 2013 to 2025, his leadership helped shape

ALD Connect into a trusted convener across research, clinical care, and lived
experience. During this time, the organization deepened scientific collaboration,
elevated patient voice in research, and strengthened its commitment to improving
outcomes for individuals and families affected by adrenoleukodystrophy.

We are pleased to welcome Dr. Keith Van Haren as President. Dr. Van Haren brings
a strong clinical perspective, a collaborative spirit, and a clear commitment to
advancing patient-centered research and care. His leadership builds on a strong
foundation while guiding ALD Connect into its next chapter.

Throughout the year, ALD Connect continued to bring families, clinicians, and
researchers together to move the field forward. From expanding research initiatives
to strengthening community connections, our work is driven by a shared goal of
accelerating progress for the ALD community.

Thank you to our patients, families, donors, clinicians, researchers, advocates, and
industry partners for your trust and continued engagement. Your commitment
makes this work possible, and together we look ahead with optimism and resolve.

With gratitude,

Dr. Florian Eichler
President, 2013-2025

Dr. Keith Van Haren
President, 2026
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GREATER REASON TO LIVE
My name is Jordan. Here's a bit of my story.
I've known about this condition all my
life, so it was never some sudden calamity
or shock of the unknowing, but rather,
something waiting to happen. | began to be
symptomatic in 2021, of which this condition
has only accelerated, taking more of my life
and more of my time. While I'm known to
some first as a photographer, an artist, a
writer, an architect, a friend, and a series
of other identities, to most, I'm outweighed
by this new identity, of some guy with a

disability, overwriting my previous identities.
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What I've come to experience
and learn from, is that
suffering is necessary to
create beautiful things.”




“At the end of the day, what’s most important is to do what makes
you happy and to enjoy every moment, because tomorrow may

never come. Right now is all we have. Enjoy the moment and

enjoy your life.”

Fast forward: it's changed my life for the better. In a sense, it's given
me greater appreciation of life itself. You know, you almost start to
value things more once you know they are being taken away. So in
all my days | am losing my body, a body that is home to me set on
fire, self destructing, with nothing to do but witness and experience
this damage all on my own. Nerves that damage independently, a
brain that loses its signal, the ability to speak to me and conversely
ability to speak to the rest of the world. My legs which slow me down,
that worsen and absorb more of my days and keep me up at night.
That make the most basic tasks now a challenge and create new
restrictions in access and what | can perform in society. Other parts
of the bodily functions beyond, primal abilities, losing their function
and unable to perform properly. In a sense this is both the strongest
I'll be and the weakest I've been at the very same time.

With all this said, I'm somehow happier than I've ever been. What I've
come to experience and learn from, is that suffering is necessary to
create beautiful things. In a world without it, is exactly what we fall
decay to. However, at least my decline | can find meaning in. For the
more suffering | experience, somehow makes normal life feel better
regardless of a disease, and too, pleasure feel tremendously better.

In whatever | have left physically first and mentally after, it's been
about seizing my days and living with a serious sense of urgency

in everything | do; getting out as much of the body and time that |
still have. Clearly things haven't worked out as | “imagined”, having
played all the “right” moves till now, so it's about playing with the
cards I'm dealt than wishing for a different hand. At the end of the
day, what's most important is to do what makes you happy and to
enjoy every moment, because tomorrow may never come. Right now
is all we have. Enjoy the moment and enjoy your life.

I'm active at the gym, love to hike, climb mountains, drive, travel,
spend time with friends, share my story, and most importantly
rooftop. I'm going to keep going till the end.
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VIGILANCE AND JOY

Finding out we were pregnant was the most
amazing news of our lives—not only because
we were overjoyed to become parents,

but because just five months earlier | had
finished breast cancer treatment.

After over a year and a half of chemotherapy,
surgery, and radiation, many doctors told us our
chances of conceiving were very low. We had
spent two years grieving the possibility that we
might never have children.

So when our son arrived, he truly felt like a miracle.
Thomas Larry Russell V was born on June 6th,
2025—the best day of our lives. We call him TL, and
we were completely in love from the moment we
met him. But just two weeks later, our bliss turned
to shock and fear when we received his diagnosis
of X-linked adrenoleukodystrophy (ALD).

Becoming new parents is already a lot to balance—
suddenly this tiny, precious life is entirely in your
hands. Learning that our newborn would require
lifelong monitoring and intensive screening
protocols felt daunting. My heart broke reading
about the MRIs and regular scans that would
become part of his life, because | know that world
all too well.

And yet, alongside the fear, we felt peace.

We realized we were uniquely prepared to face

big medical challenges. We were not strangers to
uncertainty, complex terminology, or the emotional
weight of rare diagnoses. In many ways, we felt
chosen to be TL's parents. | am now cancer-free—

a living example that treatment, research, and
hope can change outcomes. Knowing that there
are therapies available for ALD gave us strength.

ALD Connect became a lifeline for us almost
immediately. Both our genetic counselor and

one of the first physicians we met mentioned the
organization, and attending the annual conference



While this has been a complex and emotional journey for our
family, there has also been clarity—answers we might never

have found otherwise.”

in Boston was life-changing. We met experts who
dedicate their careers to ALD. We learned about
centers of excellence and connected with the
incredible team at Kennedy Krieger Institute that
we plan to travel to see annually.

Knowing that TL—and our whole family—is being
cared for by specialists lifts an enormous weight
from our shoulders.

One of the most powerful realizations for us was
that newborn screening was a gift. As painful as

it was to receive his diagnosis so early, that early
detection means we can monitor him closely and
access treatment at the right time. That knowledge
has transformed fear into proactive hope.

TL's diagnosis also led to something we never
expected: my own diagnosis, and subsequently
my mother’s. She had been searching for answers
to unexplained health symptoms for more than

a decade.

While this has been a complex and emotional
journey for our family, there has also been
clarity—answers we might never have found
otherwise. Still, we would never have imagined

that our beautiful baby boy would be the reason
we discovered it.

Today, we are leaning hard into hope. Through
ALD Connect, we've found a community of
parents who share that same optimism and

fierce determination to find a cure. We are deeply
grateful for the healthcare teams and researchers
who are working every day to expand knowledge
and improve treatment options. We are thankful
that therapies exist—and that science continues
to advance.

Most of all, we are soaking up every joyful
moment with our son, who is now eight months
old. He is crawling, saying his first words, and
filling our days with laughter. Watching him grow
is pure delight.

We will do everything possible to support him in
his health journey—but his diagnosis is not the
only thing that defines him or our family. We are
learning how to hold both vigilance and joy at the
same time.

And right now, joy is winning.
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FINDING COMMUNITY

| started running fairly regularly when | was about 19 and continued off and on (mostly on) until

about 3 years ago (age 70ish). | never did anything as spectacular as a marathon, and | never

broke any speed records, but | did OK. Running proved to be a great way to relieve stress, work

out my aggressions, and just relax and daydream, which helped me survive graduate school and

20 years working in public health.

But by the time | reached my late 50's, | started to
trip pretty regularly while running. My foot would
suddenly drop and catch on just about anything.
Sometimes | wasn't even sure what | tripped on.
Over the next 10 years, | racked up four or five
concussions, and the part of my head above my
right eyebrow is now numb from all the stitches

| received. My most dramatic fall came about seven
years ago while | was visiting a friend in New York.
| ended up regaining consciousness surrounded
by paramedics and spectators somewhere near
Battery Park. It didn't stop me though, until about
two years after | found out | had ALD.

| know now that | wasn't alone in my struggle to
find a doctor who could help me and provide a
diagnosis. | was a Kaiser patient. It took months
to see a neurologist. Neuro tests showed classic
signs of an upper motor neuron lesion, but after
four MRIs, providers still couldn’t determine what
was wrong with me. My daughter found out she
had ALD two weeks after she gave birth to her

7 « ALD CONNECT

son in 2020. We knew nothing about the disease,
but once we learned more, we got very worried
about my grandson and got him tested. Given
that it is an X-linked disease, it was very likely that
| had it. My daughter suggested that ALD might
explain my tripping, so | tested as well. We were
extremely lucky that my grandson tested negative

Ping pong pulled me out of a
rut of limited activity and got me
excited about exercising again.

... Maybe this can be one more

tool other ALD patients add
to their toolkits.”



for ALD while my daughter and | tested positive.
My daughter is mostly asymptomatic. | finally had
a diagnosis explaining my symptoms (oh goodie),
but | still could not find the right doctor.

| first came across information about ALD Connect
as | was looking for information about ALD. | tried
joining the women's group for a while, but didn't
feel that it was a good fit. | also attended one of
the conferences online. It was during one of

the doctor/patient sessions that Dr. Eichler
recommended a colleague who practices in Denver,
Dr. Vera Fridman, and I've been seeing her ever
since. A few months ago, | joined the ALD Connect
mental health group and have really enjoyed

being part of it with the great participants and the
amazing Jesse Torrey. This past November, | got to
attend the ALD Connect conference in Cambridge,
and, pardon the cliché, it was life-changing! From
the moment | walked into the restaurant at the
hotel when | arrived, | felt embraced. | met so many
great and interesting people, some of whom | had
previously met online. | began to grasp many of the
realities of ALD, the diversity of experiences, and
the knowledge. For the first time, | really did feel
like part of a community. And | learned so much.

A little over two years ago, | saw an article about

a doctor in Ft. Collins who had MS, Dr. Antonio
Barbera. Just by playing ping pong with his son

in their garage, he noticed his symptoms were
easing. Beginning in 2022, he began forming ping
pong groups called NeuroPong for people with
Parkinson’s, MS, and mild dementia. | contacted
him and told him about my ALD diagnosis, and he
invited me to join a group in Boulder. | now play
in both Boulder and Denver 2-4 times a week.

It's been great, helping me with balance and
hand-eye coordination. Plus, it's so fun! I'm so
sold on the sport now that | even brought an
information sheet on the health benefits of ping
pong to share at the ALD Connect conference. Ping
pong pulled me out of a rut of limited activity and
got me excited about exercising again. | guess it's
my new running. Maybe this can be one more tool
that other ALD patients can add to their toolkits.

“For the first time,
I really did feel
like part of a
community.”

L
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MY MIRACLE

My name is Kiomara Gonzalez. | am from
Puerto Rico, and my family has been battling
with adrenoleukodystrophy (ALD) since
1997. In 2007, | lost my brother to this
disease. After that devastating loss, | made
a firm decision: if ALD ever returned to my
family, we would face it head-on and fight it
with everything we had.

From that moment forward, | ensured that my
family would always be under the care of the

ALD specialists. In 2017, my son was born in
Georgia, and | immediately requested ALD testing
from his pediatrician. The result was positive.
Without delay, | scheduled appointments with the
specialists who would monitor and manage my
son's condition.

In 2022, | received the most painful news of my life.
I will never forget the words of the doctor. | told her
| needed confirmation from Dr. Eichler himself—
he was not in the clinic that day. | remember telling
her, “I need to call him. | need to hear it from him.”
Only seconds later, he confirmed that the diagnosis
was true. My world collapsed when | learned that
because Jacob is Latino, and due to our Caribbean

While we do not know what the
future holds with this disease,
we do know that we are
supported by exceptional
physicians and extraordinary
organizations.”



heritage, it would likely be extremely difficult to find
a compatible donor.

| left Boston heartbroken, yet resolute. ALD would
not take another member of my family. That

price had already been paid with my brother’s
life. Upon returning to Georgia, | immediately
contacted Dr. Lund and informed him that Jacob’s
MRI showed positive enhancements and that we
urgently needed an appointment to evaluate our
options. | also shared that Jacob’s HLA testing had
been completed when he was a year old. Dr. Lund
responded promptly, and his nurse sent us the
arrangements to travel the following week.

My greatest concern was whether a donor existed.
We traveled to Minnesota, where the MRI findings

were confirmed once again. However, just days
earlier, | had received a call from Dr. Lund'’s nurse
coordinator, Nicole, that brought the greatest
news of my life: Jacob had a donor. | fell to my
knees and thanked God.

The transplant was performed in November 2022
in Minnesota. Today, we can say that Jacob fought
like a true superhero. While we do not know what
the future holds with this disease, we do know
that we are supported by exceptional physicians
and extraordinary organizations working
tirelessly. Because of them, we hold on to the
hope that one day ALD will be conquered and that
children will live free from this disease.
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Note from the Family—

Jack was a “Leisure King,” a seeker of meaning, and a student of Religious Studies at Appalachian State
University. He wrote this piece, his personal essay for college apps, during his senior year of high school
as he prepared to be admitted for autologous hematopoietic stem cell gene therapy. In it, Jack references
“the knowledge of enough.” This phrase comes from a story about author Joseph Heller, who, when told a
billionaire made more money in a day than he did in a lifetime, replied: “I have something he will never

have: Enough.”

Chosen are Jack’s words exactly as he wrote them—unstructured, unedited, and unapologetically himself.

THE HOSPITAL

As | sitin my room making final changes to this
essay, preparing to hit send, I'm also preparing

to finally be admitted to the hospital tomorrow
for a procedure that will save my life. When your
body is attacking itself, carving lesions into your
brain, it changes the way you relate to the future-
but also how you exist in the present. | don't just
mean the time spent driving to major medical
centers, or processing what it means to have a
genetic neurological disease. | won't pretend

that those don't affect my life, or that it's a “good”
or easy thing to deal with. However, when the
results of another routine MRI showed that my
disease had progressed to the point of needing a
major operation, | quickly realized that having a
defeated, dejected mindset was not an option.

11+ ALD CONNECT

At the same time of this MRI, | was told that |

had a limited amount of time to experience the
world around me before going through months

of recovery. When this sank in, | immediately felt
the weight of cultural expectations around what
someone in my position is “supposed” to do-you
might've seen a movie or two where someone with
a serious diagnosis makes a bucket list of exciting,
glamorous, never-before-done activities. While
most people consciously understand that life is not
a movie, we still have subconscious expectations
of what patients are supposed to want in these
situations. But when faced with this major
disruption to my life, | knew that what | wanted was
not anything big, flashy, or particularly new, but
instead to soak up the little things and everyday
details that mean everything to me.



“When faced with this major disruption to my life, | knew
that what | wanted was not anything big, flashy, or
particularly new, but instead to soak up the little things
and everyday details that mean everything to me.”

The months leading up to the procedure have
been unlike any I've experienced. There are lots of
things | can say, subtle shifts in perception | could
try to describe. | can tell you about going to my
favorite spot by the river, the physical experience
of the water, the sun and breeze against my

skin as | tapped into the ecosystem’s energies;
noticing all the connecting pieces and feeling

part of something while in nobody’s company but
my own. | can tell you about the outpouring of
love and support, not only from family and good
friends but people with whom | never considered
myself close, people with whom I'd lost touch;
how | realized that friendship and love are not
about who you spend time with, but who supports
you when you truly need it-and that these
connections form a much larger network than you
might expect.

This is all true, yet still barely scratches the surface
of how it feels, or what it means, to go through
this total transformation of perspective. To feel
the abundance of nature and compassion of
community so fully, in a way that is untouchable
even in the face of great loss and unavoidable
uncertainty. Most importantly, | feel that the
emotions that come with knowing that these

are my final days before a hospital bed will
become my home, and walks down the hallway
my freedom, are what have allowed me to get so
much from these months, and what | hope gives
value to all the smaller moments to come—

| feel that this has all brought me much closer to
what Joe Heller called “the knowledge of enough.”
Developing an ability to appreciate the smallest

moments in our days, and a connection to the joy
of life, allows us to see beauty in everything. But
so often, it isn't the obviously beautiful or positive
parts of life that lead us to develop this ability.
Goals are great and big dreams are even better,
but if one never encounters grief and misfortune,
we never get the chance to learn the lessons that
allow us to find fulfillment that a constant chase of
“success” can never give.

Jack William Kearney (2004-2025) Jack passed
away on September 25, 2025. He was a seeker of
truth who believed in the power of staying present.
His legacy continues through his generous donation
to ALD research, ensuring that his life will help others
find the beauty and fulfillment he so clearly saw.




ALD LANDSCAPE

At ALD Connect, we are unwavering in our
commitment to understanding the global
landscape of Adrenoleukodystrophy (ALD)
—where individuals with ALD live,

their experiences, and how we can best
support them.

The more individuals with ALD we document,
the more we demonstrate the need for

new treatments—making ALD a priority for
biotech companies, academic institutions,
clinicians, researchers, government agencies,
and donors—all of whom play a critical role
in driving progress.

Our collective voice becomes louder in driving
progress forward because there is undeniable
strength in numbers. By participating in

this global census, you're helping to build a
unified community that is boldly advancing
advocacy, clinical care, education, and
research. Together, we are making an impact
that will change lives.

Join Our
Global Census

If you have been

diagnosed with ALD or are the legal
guardian of someone who is currently
living with ALD, please complete our
three-minute form at aldlandscape.org

13 ¢« ALD CONNECT

MAKE A DIFFERENCE

NMDP is the organization that manages the
national stem cell donor registry in the United
States. It connects patients who need a bone
marrow or blood stem cell transplant with
volunteer donors.

For boys facing cerebral ALD, finding a matched
donor quickly can be life-saving. When a transplant
is recommended, time matters. Having more
people registered increases the chance that a
patient will find the right match.

Registering is simple and starts with a cheek
swab. Most people who are selected to donate
give blood stem cells in a process similar to
donating platelets.

We encourage eligible members of our community
to consider registering. One person joining the
registry could mean the difference between waiting
and finding a match for a child with cerebral ALD.

:nmdp

FIND CURES. SAVE LIVES.

Join the registry by
scanning the QR code!



COMMUNITY CALLS

Our monthly Community Calls serve as a welcoming forum
for patients and caregivers navigating the complexities of
ALD. These calls create a supportive environment where
individuals can share their experiences, seek advice, and offer
encouragement to one another.

Each session is facilitated by dedicated members of our community,
leading discussions for women with symptomatic ALD, men with AMN,
families of children diagnosed through newborn screening, cerebral

ALD, and Spanish-speaking individuals.

Cerebral ALD Community Call
Moderator: Jesse Torrey
Support for patients and
caregivers at all stages of the
cerebral ALD journey.

Symptomatic Women with ALD
Moderators: Kathleen
O’Sullivan-Fortin & Julie Chu

A supportive space for women

Newborn Screening,

Young Families, Parents of
Asymptomatic Children
Moderators: Kathleen
O’Sullivan-Fortin & Christie Higuera
Support for families navigating
early stages of an ALD diagnosis.

Structured Mental Health
Moderator: Jesse Torrey

Register and view the
upcoming call schedule at

aldconnect.org/calendar

Spanish Community Call
Co-Hosted With Fundacidn
Lautaro te Necesita
Moderators: Verénica de Pablo
& Jean Cappello

Focus: A supportive space for
Spanish-speaking individuals
affected by ALD.

Connecting Communities

A discussion on various mental
health topics to encourage
reflection and engagement.

experiencing mild to severe
symptoms of ALD.

Men with AMN

Moderators: Ken Dieffenbach

& Tim Mathwig

A dedicated forum for men facing
the challenges of AMN.

PEER MENTORSHIP PROGRAM

Our Peer Mentor Program provides direct support

to patients and families by connecting them with

others who share lived experience. Through

one-to-one relationships, peer mentors offer +
understanding, perspective, and practical guidance O
that help families feel less alone as they navigate

life with ALD.

Co-Hosted With Alex TLC
Moderators: Kathleen
O’Sullivan-Fortin & Karen Harrison
Focus: A global initiative to connect
individuals across borders and
share experiences related to ALD.

14 COMMUNITY
MEMBERS MATCHED
with mentors

3 NEW MENTORS
onboarded

“This is such a strong community for support and there are many
reasons to be grateful for this early diagnosis and knowledge!”

ANNUAL REPORT 2025« 14



15+ ALD CONNECT

Meet Qur Staff

Kelly Miettunen | Executive Director

Kelly joined ALD Connect as the Executive Director in 2019. Kelly has worked in
healthcare administration and with the ALD community for more than 15 years. She
has a Master of Healthcare Administration degree from the University of Minnesota.

Felicity Emerson | Scientific Director

Felicity Emerson, PhD, MS, CGC, is the Scientific Director of ALD Connect and
has been with the organization since 2020. She is also a Genetic Counselor

at Northwell Health in Queens, NY, with a focus on metabolic genetics. Her
background is in scientific research, having also earned a PhD in Biomedical and
Biological Sciences studying genomics.

Maggie Schecter | Project Manager

Maggie is the Program Manager at ALD Connect, where she supports initiatives
focused on advancing rare disease research and community engagement. She
holds a Master’s degree in International Affairs from Columbia University and
brings several years of experience in event planning, program coordination, and
administrative management. Passionate about using her organizational skills and
time to benefit others, she is committed to strengthening programs that support
patients, families, and the broader ALD community.

Madi Snyder | Intern

Madi is a Social Work student at Brigham Young University-ldaho, where she

is preparing for a career centered on advocacy and support for individuals and
families facing unique challenges. With a lifelong connection to the ALD community
because of her mother and brother's diagnoses, Madi has dedicated herself to
raising awareness and advocating for families impacted by the disease. She has
participated in efforts such as supporting newborn screening advocacy in Arizona
and is excited to bring her passion and education to the ALD Connect team.

Sruthi Subramanian | Intern

Sruthi Subramanian graduated from Stanford University in June 2025 with a
Bachelor's degree in Bioengineering. Her interest in adrenoleukodystrophy
(ALD) began while shadowing physicians at the University of Minnesota
Leukodystrophy Clinic, where she was inspired by the resilience and strength
of the patients and their families. A summer internship at the NIH Undiagnosed
Diseases Program further reaffirmed her commitment to the rare disease
community. She is passionate about biodesign, health policy, and rare disease
research, and hopes to become a physician-scientist dedicated to caring for
children with rare disorders.

Pictured (from top): Kelly Miettunen, Felicity Emerson, Maggie Schecter, Madi Snyder, Sruthi Subramanian



In Suppont

THE MYELIN PROJECT PATIENT
AND FAMILY SUPPORT PROGRAM

Our Patient and Family Support Program and the Michael
Benton Travel Scholarship Program provide financial
assistance to families as they navigate an ALD diagnosis.
Support is often used to help cover everyday bills, easing
financial pressure from other expenses related to ALD and
allowing families to focus on care and stability. We are proud
to support families when they need it most and to stand

alongside them with compassion and care.
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Grant Recipient

2025 Funds In Action

NORTH CAROLINA
February
Utilities and Mortgage

VIRGINIA
April

Lyft Gift Cards
May

Travel

OHIO
May
Rent

ILLINOIS
May
Rent

NEW YORK

July

Mortgage

WEST VIRGINIA
September
Mortgage
PENNSYLVANIA
October
Mortgage
ARKANSAS
December
Utilities
December
Utilities



2025 Ask the Experts Panel

Connections

2025 ANNUAL MEETING AND
PATIENT LEARNING ACADEMY

Our 2025 Annual Meeting and Patient Learning
Academy in Cambridge, Massachusetts brought
together families, clinicians, researchers,

and advocates for two days of learning and
connection. The program featured scientific
presentations, research updates, and poster
sessions alongside meaningful networking and
community building, with a special welcome to
many first-time attendees. We were energized
by the depth of discussion and the exchange of
ideas across the community. Looking ahead, we
are excited to evolve the format in 2026 with

an intentional focus on facilitating more direct
interaction between patients and scientists,
ensuring that both days are centered on
science and patient experience. Thank you to all

presenters, participants, and sponsors who made

this meeting possible.

Thank you to our sponsors:

§GENET|>\ mmorux©

Biotherapeutics

a2 POLIA

THERAPEUTICS
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Save the Date

2026 Annual
Meeting and Patient
Learning Academy

NOVEMBER
6-7, 2026

Clockwise From Top Left Ask the Experts; Poster Session;
Pin Collector Winner, Jeanine Medley



January 2025 IAC Meeting Participants

INDUSTRY
ADVISORY COUNCIL

We were thrilled to convene two in-person
Industry Advisory Council meetings this
year, creating valuable space for open
dialogue and collaboration. Bringing
industry partners together to hear directly
from patients is essential to advancing
meaningful, patient-centered research and
care. These conversations deepened mutual
understanding, informed development
priorities, and reinforced the importance
of incorporating patient perspectives

early and often. We are grateful to our
industry partners for their engagement
and commitment to listening, learning, and
working alongside the ALD community.

0o
— =

2 IN-PERSON 3 VIRTUAL
meetings meetings

et

Sign Up for Our Patient-Led
Planning Committee Emails
by scanning the QR code or
emailing info@aldconnect.org

AMBASSADORS
OF THE YEAR

Julie Chu is a symptomatic woman
with ALD diagnosed in 2011, along
with her brother. She lives in New
York City and has been an active part
of our ALD Connect community. Julie
believes that her continued exercise
regimen and healthier lifestyle have
helped to keep the progression of
ALD at bay. Julie is co-moderator of
our Community Call for Symptomatic
Women. She recently shared her
patient perspective at our 2025
Annual Meeting and Patient Learning
Academy on the Patient Panel.

Barbara Machado is a symptomatic
woman with ALD and an active
member of our Patient-Led

Planning Committee. She regularly
participates in Community Calls,
supports others as a Peer Mentor,
and generously donated her time
and talent to our auction.

ANN B. MOSER AWARD

Elisa Seeger inspired the first ALD
newborn screening program in New
York, helped secure ALD'’s inclusion

on the RUSP, and played a key role

in expanding newborn screening

to 47 U.S. states and two countries.
She continues to lead efforts to
standardize and improve care for boys
identified through newborn screening.

PATIENT-LED PLANNING COMMITTEE

ALD Connect hosts a monthly meeting to bring together
all ALD community members to receive feedback on our
programming and brainstorm community-wide initiatives.
Any patients, family members, or advocacy organizations
working in the ALD space are welcome to join.
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BREAKTHROUGH RESEARCH FUND

We were proud to launch the Breakthrough
Research Fund in 2025. This initiative represents
an important step forward in accelerating
scientific discovery and improving the lives of
individuals and families affected by ALD. Our goal
is to advance high-impact research, strengthen

Porter and Julia Gould, with ALD Connect Board Member,

collaboration across institutions, and give Timothy Maguire

investigators the support they need to pursue

bold, promising ideas. A very SpeCiaI thank you

This fund was made possible through the to Stuart Smith, Porter and
generosity of families and partners who believe . .

deeply in the power of scientific progress. Each ju”a GOUId, Dr. Brian Speal‘,

contribution reflects a shared commitment to
advancing research and accelerating discovery.

the Hall family, and Timothy

Together, these investments move the field and Colleen Maguire for
forward and bring new possibilities to families
living with ALD. their incredible generosity.

THE GREY ZONE

The Grey Zone Project is focused on addressing variants of
uncertain significance and the challenges they create for individuals,
families, and clinicians. By bringing together clinical expertise,
research insights, and lived experience, the project aims to reduce
uncertainty, improve understanding, and support more informed
decision-making. In 2025, we continued to onboard new centers

and increased the number of kits we shipped out to centers and
individual patients.

Learn more

and donate at We received a $100,000 grant from the Virginia

aldconnect.org g . : g
B. Toulmin Foundation and are excited to see this
important work expand further in 2026.
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CHAN ZUCKERBERG INITIATIVE

In 2024, ALD Connect received a grant from the Chan Zuckerberg Initiative that created a
significant opportunity to expand our research efforts and deepen collaboration across the field.

This support enabled the launch of the ALD
Connect Collaborative Research Network in 2025,
bringing together experts, emerging investigators,
and patient voices with a shared goal of
accelerating progress.

In May, we convened researchers and clinicians
from across disciplines to identify unmet needs
and define shared research priorities. These
conversations surfaced critical questions,
generated new ideas, and reinforced a shared
sense of urgency to ensure that promising concepts
move forward and translate into meaningful
impact for individuals and families affected by ALD.

We also participated in the Rare As One Network
meeting in Las Vegas, where we connected with
other rare disease leaders, exchanged ideas, and
learned from organizations navigating similar
challenges. These discussions reinforced the value
of collaboration and the importance of learning
from one another as we work to strengthen rare
disease research ecosystems.

CURE MITO

FOUNDATION

Moving Forward

As we look ahead to 2026, we are excited to continue
building this network, advancing patient-led
research, and turning shared priorities into action.
We are grateful to the Chan Zuckerberg Initiative
and to the broader ALD Connect community for
supporting this work and for believing in the power
of collaboration to drive progress.
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Emenging [nuestigators

Our Emerging Investigator program is dedicated to engaging the next generation of researchers
in the field of ALD. Applicants present their research proposals to a panel of our ALD experts,

ensuring that only the most promising projects are selected.

2025 EMERGING INVESTIGATORS

We are proud to highlight our 2025 Emerging Investigators whose
innovative work is helping to expand our scientific understanding
of ALD.

Amsterdam University Medical Center (Pl: Dr. Marc Engelen)

The use of advanced MRI sequences has revealed hidden changes
in brain tissue that appears normal in X-ALD patients with cerebral
ALD, suggesting the disease starts earlier than we can currently see.
However, what these early MRI changes mean at a microscopic level
remains unknown.

Our project addresses this by using electron microscopy to study
donated brain tissue at an ultra-high resolution. This allows us to
see the earliest damage to brain cells and their protective myelin
sheaths. By directly linking these microscopic findings to the subtle
changes on advanced MRI scans, we aim to create a definitive
biological map of how cerebral ALD begins.

Biography

Eda Kabak is a medical doctor and physician-researcher at the
Amsterdam University Medical Centers in the Netherlands. With

a long-standing passion for both Gynaecology and Neurology, she
began her clinical career as a resident in Gynaecology and Obstetrics.
Following this, she decided to fully pursue her interest in neurology, and
transitioned to a PhD trajectory at the pediatric neurology department.
As a member of the Dutch X-ALD group she is involved in neurologic
care of X-ALD patients in the outpatient clinic. In her PhD-trajectory she
combines involvement in clinical trials research projects focusing on
cerebral ALD natural history, identification of novel surrogate outcome
measures using advanced MRI and biomarkers, and pathology projects.
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Neuromuscular Fellow, Johns Hopkins University
(PI: Dr. Charlotte Sumner)

Peripheral neuropathy is a common and disabling feature of AMN
in both men and women, yet female disease expression has been
largely understudied. Dr. Chelsey Reed will systematically evaluate

the spinal cord and peripheral nerves in aged female Abcd1 knockout

mice to determine whether they mirror the neuropathology seen in
humans, and whether skewed X-inactivation contributes to disease
severity. She will also assess peripheral nerve subtypes in male mice
to identify whether certain motor or sensory nerves are especially
vulnerable to axonal degeneration and demyelination.

By expanding the scope of peripheral nerve studies in both sexes,
this project addresses a critical gap in the field and aims to create

a more comprehensive, clinically relevant preclinical model of AMN.
These insights will support the development of more effective
therapeutic strategies.

Biography

Chelsey Reed, MD, PhD, is a neuromuscular fellow at Johns Hopkins
with a focus on genetic neuromuscular disorders. She completed her
MD and PhD in neuroscience at the University at Buffalo, followed

by neurology residency at Johns Hopkins. Her career goal is to be a
physician-scientist, combining clinical care for patients particularly
women with genetic neuromuscular disorders and research on the
biology of peripheral nerves.

Chelsey aims to
create a more
comprehensive,
clinically relevant
preclinical model
of AMN.

ALD Connect Emerging Investigators (Left to Right): Nicki Covefia (2024), Yorrick R.J. Jaspers (2023), Nadav Weinstock (2024),
Andrea Villoria-Gonzalez (2024), Courtney Demmitt-Rice (2023), and Maria L.G.A. Seixas (2024)
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Emenging [nuvestigators (Continued,)
2024 EMERGING INVESTIGATORS

Take a look at what our 2024 Emerging Investigators achieved in the last year!
We were thrilled to hear the outcomes of their projects at our 2025 Annual
Meeting and Patient Learning Academy.

Nicki Covena

Project: Investigating the Effect of ALD Microglia on Neural
Network Maintenance and Function Using Multi-Electrode
Arrays (Pl: Professor Stephan Kemp)

This study successfully established a functional assay combining
induced pluripotent stem cell (iPSC)-derived neurons and microglia
on multi-electrode arrays to dissect ALD pathophysiology.

Our findings reveal potential neuron-intrinsic defects in cerebral
ALD, including delayed network maturation and morphological
abnormalities, which were not rescued by the presence of healthy
microglia. These results add to the current understanding of ALD
pathology by highlighting a potential additional role for neuronal
dysfunction. The platform developed here provides a valuable tool
for future mechanistic studies into the cellular basis of ALD and for
investigating potential biomarkers for disease progression.

Maria L.G.A. Seixas

Project: Studying Microvascular Dysfunction in Plasma and
MRI as Biomarkers early Cerebral Adrenoleukodystrophy and
Response to Treatments (PI: Dr. Patricia Musolino)

As we integrate perfusion MRI parameters with circulating
angiogenesis and neurodegeneration markers in one of the world’s
largest pediatric ALD cohorts, our data has shown promise in its
potential to identify circulating vascular biomarkers capable of
detecting early blood brain barrier (BBB) dysfunction, predicting
lesion onset, and monitoring treatment response. In conclusion, our
project’s promising ability to detect early BBB dysfunction, anticipate
lesion onset, and monitor treatment response points to the potential
for broadening the therapeutic window in cerebral ALD by adding a
preventive, as opposed to rescue-only, dimension to treatment.
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Project: Generating Isogenic ABCD1-edited Induced Pluripotent
Stem Cells to Model Neuroinflammation in X-ALD
(PI: Dr. Isabelle Weinhofer)

In summary, we have successfully created a human X-ALD stem
cell model in which the ABCD1 gene is mutated. These edited cells
can be reliably turned into microglia, allowing us to study how the
loss of ABCD1 affects their functions. We have already identified
several important functional differences, including changes in fatty
acid metabolism and phagocytosis. This model provides a strong
foundation for future research aimed at understanding why brain
inflammation occurs in cerebral ALD and how microglia might
contribute to disease progression.

Project: Myelin Catabolism in Adrenoleukodystrophy
(PI: Dr. Ali Fatemi)

Serum C26:0-lysophosphatidylcholine (LPC) is used in the diagnosis
of presymptomatic ALD, but its pathophysiological role as a driver
of disease remains unknown. My data directly finds that human
childhood cerebral ALD and adult cerebral ALD brain samples
accumulate very long chain fatty acid (VLCFA) LPCs. This seems to be
unique to human, though VLCFAs do eventually accumulate in older
Abcd1 knockout mice, especially in the spinal cord. This is interesting
as this may correlate with both the lack of cerebral demyelination

in the mice, as well as the late-onset AMN phenotype. This trend

was not seen in other lipids, though | did find that human myelin is
uniquely enriched for VLCFAs of greater than or equal to 25 carbons,
potentially also explaining why mice do not develop cerebral disease.
Most importantly, exogenous LPCs are known to directly induce
demyelination. Therefore, this work strongly implicates a pathologic
role for endogenous LPCs in ALD demyelination.

all

ALD Connect is proud to support the next generation of
researchers driving innovation and accelerating progress in
ALD science through strategic funding, mentorship, and meaningful
opportunities to present and engage.
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202925 Financial Review

Our finances reflect deliberate, mission-driven
investments aimed at strengthening the
organization and expanding our impact. We are
intentionally funding research initiatives, building
the systems and expertise needed to support
families, and growing a strong, engaged community.
These choices increase our capacity, enhance
accountability, and position us to respond more
effectively to need, support innovation, and sustain
meaningful progress over the long-term.

SUPPORT & REVENUE
Contributions and Grants

Sponsorships

EXPENSES
Research

Operating

NET INCOME

$1,019,150.36
$882,006.49 (86%)
$80,000 (8%)

$762,707.63
$216,188.34 (28%)
$182,638.35 (24%)

$256,442.73

January 1, 2025-December 31, 2025

SUPPORT
& REVENUE

$1,019,150.36

EXPENSES
$762,707.63

ALD Connect means connecting patients and their families
with help and knowledge from doctors, research, and others

in the ALD community.”
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ALD Connect Staff and Researchers at Our 2025 Convenings

Uncoming nitiati

LOOKING FORWARD TO 2026

In 2026, we look forward to expanding our reach in the ALD research
space by continuing to foster collaboration in our Collaborative
Research Network and by funding additional ALD-focused research
projects. We will also lean deeply into fundraising efforts to support
our ongoing programming and new research efforts.

DONATE TODAY

Join (!

We hope to see you at an
upcoming Community

Call,

webinar, or our 2026

Annual Meeting and
Patient Learning Academy
November 6-7, 2026!

Donate today to help advance research, support (
families, and accelerate progress in ALD. @ (@)= 8 (@)

Your generosity fuels critical work, strengthens
our community, and brings us closer to better
outcomes for those affected. Every contribution
makes a meaningful difference.

Check out our fundraising
toolkit by scanning the QR code.
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ALDConnect

2025 Board Members
Greg Benton
Josh Bonkowsky, MD, PhD*
Patti Chapman*
Florian Eichler, MD*

Ali Fatemi, MD*
Stephan Kemp, PhD
Troy Lund, MSMS, PhD, MD
Timothy Maguire
Patricia Musolino, MD, PhD
Kathleen O’Sullivan-Fortin*
Amber Salzman, PhD*
Alex Sherman&
Amena Smith Fine, MD, PhD
Keith Van Haren, MD*

*Co-Founders
&Emeritus Board Member

We’re proud of our board members’
passion and commitment,
demonstrated by the high attendance
rate in our monthly meetings.

ALDCONNECT.ORG



