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Jack Black Dances for UMDF

t is not unusual for longtime UMDF supporter Jack Black to The donation was made by Chideo, through their partnership
make a splash and raise awareness for mitochondrial disease  with The Ellen DeGeneres Show. Chideo is a content-driven

and donations for UMDF. fundraising platform that offers exclusive and original videos
across a broad spectrum of entertainment, sports, business,

On Wednesday, January 27, 2016, Jack appeared on The music, fashion, food, design and culture in an effort to modernize
Ellen DeGeneres Show to promote his upcoming film, Kung Fu our approach to charitable giving. Chideo’s primary goal is to
Panda 3. During the course of the interview, Ellen told Jack give celebrities, non-profits and brands an easy way to quickly
he could raise up to $10,000 for a charity of his choice. Jack drive awareness and raise funds for important causes through
was instructed by Ellen that he would have to perform a dance the creation of unique and entertaining content.
based on the card that she held up. Jack chose the United
Mitochondrial Disease Foundation as his charity of choice and On behalf of all patients and families, UMDF extends our sincere

did some really creative dancing to earn the money. thanks Jack Black, Ellen DeGeneres and Chideo.
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aising awareness

is not an easy thing

to do. No matter

how many times an
“Energy for Life Walkathon”
gets media coverage on
your local television news
to the mere mention of
mitochondrial disease in the
newspaper, getting valuable
exposure usually takes weeks
of planning, phone calls,
and cajoling. Members and their families
have tried for years to get mitochondrial
disease mentioned on daytime and prime
time television. In some cases, it has
worked and worked well. Many have
told us that they’ve written to television
shows hoping to highlight mitochondrial
disease in their family or child. They are
often disappointed when they receive no
response from the show or the network.
But, in late January, it happened. And, it
happened quickly.

We first learned about it through an alert
on a newsfeed we monitor. The alert
tipped us off that Jack Black danced on
The Ellen DeGeneres Show for the United
Mitochondrial Disease Foundation. Upon
further investigation, we were able to
track down the video of Ellen showing
Jack a card depicting several dances.
Jack got $1,000 for each dance done
correctly, as judged by Ellen. It was

very funny. In the end, Jack mentioned
UMDF as his charity of choice and was
presented a check in the amount of
$10,000. Ellen’s show partners with
Chideo, a cause-entertainment company
that is dedicated to changing the way
cause and entertainment come together.
Chideo provided the $10,000 donation to
the UMDF. This isn’t the first time Jack
has named UMDF his charity of choice.
He participated in Who Wants to be a
Millionaire? and the “Moet & Chandon

Red Carper Champagne Toast” for UMDF.

We are grateful for his support, not only

financially, but to our patients and families.

N

So how does a movie star’s
appearance on a daytime
television show raise
awareness? Before the
show aired, we took a look
at the traffic on the UMDF
website. It was fairly normal
at 1,000 visits per hour.
When the show started
airing in towns across the
United States, website traffic
to umdf.org increased to
10,000 hits an hour. Website visitors
were Googling the same question --“What
is Mitochondrial Disease?” Think of all of
the people who learned about our disease
and our community because of Jack’s
appearance on The Ellen DeGeneres
Show.

UMDF works to raise awareness daily.
Think of the importance of a UMDF Grand
Rounds presentation in your local hospital.
Mitochondrial medicine experts, working
with UMDF, have educated more than 400
physicians and clinicians in the past year
through this program.

Imagine the awareness created when

an Energy for Life Walk is held in your
community. Think of the families served
and the education and information shared
by our families and with the general public.
And finally, think about the awareness
and education that is provided when our
families gather in their hometown for a
UMDF family meeting. For many, it is
the first time that they are able to ask

and have answered their questions by
respected mitochondrial medical experts.

Jack’s appearance was a great milestone
for us on the road to awareness. But as
you well know, we have a long path to
travel before mitochondrial medicine is a
household word.

Py Hothey

Patrick Kelley, UMDF Chairman
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REATA LAUNCHES A
MITOCHONDRIAL MYOPATHY
CLINICAL STUDY

Reata is the leader in developing antioxidant

inflammation modulators (AIMs), which are potent

activators of the biological transcription factor Nrf2.

REATA

PHARMACEUTICALS

Nrf2 controls the body’s production of hundreds of antioxidative and cytoprotective molecules. Activation of Nrf2
has been shown in non-clinical studies to improve mitochondrial function and energy production, which are

impaired in Mitochondrial Myopathy. To learn more about Reata Pharmaceuticals, visit reatapharma.com.

Clinical Study on RTA 408 Capsules
Reata Pharmaceuticals is actively enrolling the MOTOR study, a

placebo- controlled, multicenter clinical study of RTA 408 capsules in
Mitochondrial Myopathy. For more information, go to clinicaltrials.gov a study in mitoc
and search “RTA 408 MOTOR".

hondrial myopathy
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UMDF Responds to NBC’s Chicago Med

ike you, we were very disappointed in the NBC television
program Chicago Med portrayed mitochondrial disease.
We know the medical advisor for the program reached
out to a top mitochondrial medical expert while the
script for the show was in development. We believe the writers
and producers had an opportunity to educate the public about
mitochondrial disease and its difficult diagnosis. Instead, they
chose to use mitochondrial disease as a basis for a medical child
abuse storyline, portraying it as a “wastebasket diagnosis.”

We want you to know that the
UMDF reached out to NBC and
the producers of the show to let
them know how we all feel. We
have provided the text of the letter
below and hope that you reach out
to NBC as well.

S
NBC

February 3, 2016
Mr. Dick Wolf

Mr. Robert Greenblatt Wolf Films

President 100 Universal City Plaza
NBC Entertainment Universal City, CA 91608
30 Rockefeller Plaza

New York, NY., 10112

Dear Mt. Greenblatt and Mr. Wolf:

fatal disease.

Manning: “She has mitochondrial disease. ..”
Halstead: “Mito? We really are talking fiction here.”
Manning: “You don't think it exists?”

incredibly debilitating and can be terminal.

social media channels.

Sincerely,
Charles A. Mohan, Jr. Patrick Kelley
CEO/ Executive Director Chairman of the Board
UMDF UMDF

UNITED
MITOCHONDRIAL
DISEASE
FOUNDATIONe

;""E' MIito ACTION

This letter is being written on behalf of the parents and families impacted by mitochondrial disease to express our disappointment over how the
episode “Reunion” on Chicago Med, televised on February 2, 2016, handled the unique issues that face those affected with this debilitating and often

While we understand your story line was “ripped from the headlines,” the perception portrayed to any viewer of this show is that mitochondrial
disease is not real and that every parent whose child needs emergency medical care for mitochondrial disease should be suspected of medical child
abuse. That is false, totally disrespectful and potentially damaging to the thousands of patients and families who deal with mitochondtial disease on
a daily basis. This is even more disappointing knowing that writers and producers of the program were briefed by a well-respected mitochondrial
disease expert on the symptoms and diagnosis of mitochondrial disease prior to the taping of the episode.

While we ate frustrated that you chose mitochondrial disease as the basis for an episode dealing with medical child abuse, we were particularly
disturbed with the dialogue between the characters Dr. Natalie Manning and Dr. Will Halstead:

Halstead: “Always seemed like a wastebasket diagnosis to me. Doctor can’t figure out what’s really going wrong, says its mito and calls it a day.”

Mitochondrial disease is a real disease, with real symptoms, affecting real people, both children and adults. Mitochondrial disease is recognized by the
medical profession and the National Institutes of Health (NIH). One in 4,000 people are born with mitochondrial disease. ~ For many, the disease is

We invite you to learn more about mitochondrial disease at www.umdf.org and www.mitoaction.org. As a public service, we urge you to add a
disclaimer to the end of the episode identifying the fact that mitochondtial disease and its symptoms are real. In the disclaimer, we would like you to
direct viewers to visit our websites for more information about this disease. This disclaimer will help alleviate any misconceptions and misinformation
when the Reunion episode is rerun, syndicated or streamed online. We also hope that you will communicate this information on your website and

We have worked hard for decades with physicians all over the world and families who are suffering to achieve greater understanding of mitochondrial
disease and to fund research for a cure. Please consider using your program for good and helping the mitochondrial disease community educate the
public and mitigate the damage that your program may have unintentionally caused.

Cristy Balcells, RN MSN  Sumit Parikh, MD

Executive Director Chairman
MitoAction UMDEF Scientific and Medical
Aduisory Board

UMDF Connect | Winter 2016
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News

Mito Listed with DoD Again

he United
Mitochondrial
Disease Foundation is
pleased to announce
that mitochondrial disease
have been listed again in the
Department of Defense Peer-
Reviewed Medical Research

that dozens of members from
our community applied for
the program and many were
selected. UMDF also helped
CDMRP recruit researchers
to sit on the scientific review
panel.

Department of Defense

Program. Thanks to everyone the second year in a row that UMDF has You are the power behind
who advocated for this critical inclusion been able to help the entire community by  advocacy. Four diseases/conditions
during UMDF’s 2015 Day on the Hill or by having mitochondrial disease included. were eliminated from research funding this
contacting your Congressman! year. In order for mitochondrial disease to
In addition to the inclusion, UMDF worked stay on the list for this important research
We asked for the inclusion of with the Congressional Directed Medical funding, we need you to thank your
mitochondrial disease in this important Research Program to identify affected Congressman for including mitochondrial
appropriations measure, and they listened!  individuals, family members, and care disease and ask him/her to continue this
Mitochondrial disease is listed along with givers who would consider participating important inclusion.
more than 40 other diseases and illnesses  on a review panel for research projects.
eligible for research funding. This is While participation is anonymous, we know

Baylor% Miraca

Genetics Laboratories

NUTRITION

Nutritional Mafwge{nem
for M itochondrial Disease

he Baylor Miraca Genetics Laboratories (BMGL),

15 committed to providing quality genehie
testing services relevant to patient care today. BMGL
continues to develop comprehensive molecular
testing and mitochondrial disease panels/ testing, as
well as testing for other disorders. We have specialists
available to answer questions aboult balling and
testing for your convenience.

For more information on our panels or to place
an order, contact us at: www.BMGL.com or call
1-800-411-CEME (4363) or 713-798-6555.

Visit us at www.solacenutrition.com




Stealth BioTherapeutics
IS committed to the development
of therapies for mitochondrial

disease and proudly supports the
advocacy efforts of the UMDF

To learn more about our work, please visit
StealthBT.com or follow us on social media:

Q @ StealthBT 0® Stealth BioTherapeutics

Leading
Mitochondrial
Medicine

G)Stealth

BIOTHERAPEUTICS
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o the many who participated in
giving and spreading the word
on Giving Tuesday, December 1,

2015: You’re Amazing!

Through over 175 gifts, you surpassed
our Giving Tuesday goal of $30,000.

Giving

E;

Patrick Kelley (right), Chairman of
UMDF’s Board of Trustees, was
proud to match your gifts with a
commitment of $30,000, bringing our
Giving Tuesday 2015 total
to $79,743. One incredible day--
one step closer to a cure. You made it

happen. Thank you!
In one day, you raised _ fsseHieBUMOF
$49,743 toward a cure! of  THE LA,

= b rume |

2015 Consumer Electronics

Show Editor’s Choice Award
- USA Today/ Reviewed.com

TEMP TRAQ®

continuous temperature monitoring

MetLife
Center for
Special Needs
Planning*

TempTraq, the only thin, wearable,
wireless, continuously monitoring
intelligent thermometer

A soft, comfortable patch that monitors
and records temperature for 24 hours

- Single-use, 24-hour patch

- Bluetooth

- Safe and secure to wear

- TempTraq App for iOS and Android

- Forallages

- HSA/FSA Eligible

AT METLIFE, OUR FOCUS ON
SPECIAL NEEDS PLANNING
IS EVOLVING WITH THE
FAMILIES WE SERVE.

We recognize that caregivers and their dependents are of
all ages and relationships. And while caregivers are aging,
dependents are living longer as well.

That's why the MetLife Center for Special Needs Planning
is eminently qualified to help you continue to financially
protect your loved one—even when you may no longer
be there for them. Let us show you how.

Call MetLife at 877-638-3375 or visit us at
www.metlife.com/specialneeds

MetlLife

MetLife Premier Client Group

For More information
VISIT www.temptrag.com
phone: 1-440-249-5440

Available at: www.temptrag.com,
amazon.com, cvs.com, costco.com

fsastore.com

© 2016 Metropolitan Life Insurance Company, New York, NY 10166
11214405125[exp1116][All States|[DCPR] - PEANUTS © 2016 Peanuts Worldwide LLC 1601-376319 CS
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Uplifting stories about our members

Kimberley’s Story

6, 1980 in Melbourne, Australia. Her parents, Inga and

Terry Yochum, were living in Melbourne at the time while
Terry (a chiropractic physician and radiologist) was helping to
build a radiology department at the Royal Melbourne Institute of
Technology.

Kimberley Anne Yochum was born on Easter Sunday, April

In 1983, Kimberley had two large life changes, she became a
big sister to Philip and then the entire Yochum family moved

to Denver, Colorado. Kimberley was healthy as can be, only
going to the doctor for a yearly physical. When the family moved
to Denver in September of 1983, her parents noticed that
Kimberley’s skin was increasingly pale and that she had dark
circles under her eyes. They assumed it was the harsh winters,
which having lived in Australia her entire life, she was not used
to. In February of 1984, her skin had not improved, so they took
her to a doctor for bloodwork, with nothing showing on any

test results. She was always pale and had dark circles, but she
still did all the normal things children do. When she was 4, she
became a big sister for the second time to Alisha and enrolled

in dance classes. She could participate but would always come
home complaining of soreness in her legs. She started going on
field trips with the girl scouts and would come home complaining
of extreme headaches. It seemed that her physical symptoms
only came about after some form of exertion.

Kimberley’s symptoms only progressed over time. When she was
seven, she had a really bad case of exhaustion after a field trip.
She threw up for days and had headaches. Six months passed
by without another episode, and then it happened again. Dr. and
Mrs. Yochum took their daughter to a neurological specialist

who performed a brain scan, which showed no abnormalities.
Kimberley went another six months after that episode with no
problems. Later, it happened again, this time, much worse.

She was hospitalized at the Children’s Hospital where they
performed another MRI which was abnormal. Kimberley had fluid
on her brain similar to that of a stroke victim, however, she did
not exhibit any other symptoms that accompany a stroke. Dr.
Alan Seay ordered a spinal tap for Kimberley, and, after seeing
the results, consulted with Dr. Carol Greene. Greene and Seay
realized it was a metabolic diagnosis. Dr. Greene then consulted
with Dr. DeVivo at Columbia, and they figured out what was
causing her so many physical ailments. Kimberley was nine years
old when she was diagnosed with MELAS. At the time, she was

UMDF Connect | Winter 2016

one of only 70 patients
in the world who were
known to have this
specific mitochondrial
dysfunction.

Dr. and Mrs. Yochum
received some of the
worst news parents
can hear. They heard
that their daughter will
probably only live 5
more years. Thankfully,
Kimberley defied the
odds and now, at 35,
continues to surpass
them with her MELAS
not progressing as fast as most. Between the ages of 9 and

25, Kimberley had about 50 seizures, went through periods

of blindness and/or deafness, only to have her eyesight and
hearing return days later. She was hospitalized multiple times.
After one of her hospitalizations, where she had been in a coma
for five days, her parents took her to see their friend, Craig
Reese in Boulder, who specialized in chiropractic medicine and
naturopathy. Mrs. Yochum took Kimberley to see Dr. Reese every
week, where she received adjustments and was put on a specific
nutrition regimen that seemed to help her.

Kimberley successfully graduated from Ranum High School with
above average grades. Her school district provided an in-home
tutor who taught Kimberley in the family kitchen. In her spare
time, Kimberley enjoys old classic films and reading. Her favorite
authors are Mary Higgins Clark and Jane Austen. She also loves
music, especially ballad singers. She attends church once a week
with her parents and lives just ten minutes away in an amazing
care home.

The Yochum family spent a lot of time wondering, “Why us?”,
but their faith made them realize, “Why not us?” They realized
they had all the capacities to not only help Kimberley, but for
Kimberley and their family to help others. They are a family full
of hope and want people to know that not every instance has to
be a terminal diagnosis. With the right amount of support and
understanding, there is always some hope.



members

Meet your UMDF Ambassador

(The UMDEF is about coordination,
communication and collaboration;
coordinating our efforts and
resources, communicating our needs and
abilities and forming collaborations to bring
information, patients, medical professionals
and resources together to enhance progress
for treatments and cures.

The UMDF
Staff says:

UMDF Ambassadors are an essential part
to those efforts. They are a resource for
members seeking to gather information.
They coordinate efforts with other members
to make a difference in their local areas, and
they are key collaborators with the UMDF
regional and national staff.

If you would like more information about the
UMDF Ambassador program, please contact
us at connect@umdf.org.

ello! My name is Becky Yu,

and | live in the Tampa Bay Due to living life with a mitochondrial

Area. | serve as a UMDF disease, | also have grown to have more

Support Ambassador. compassion and wisdom in dealing with

others. | have met and spoken with (via

| was first suspected of having email, phone, Skype and Facebook), the
CPEO (Chronic Progressive External most incredible people from all over the
Ophthalmoplegia) in 2011. It is one of the world. Mito is about making adjustments
more common mitochondrial myopathies. in our daily lives. My purpose is to help
Since that time, my life has most certainly others to begin or continue navigating
become bittersweet. In 2013, | was through the mysterious mito maze and
officially diagnosed with genetic testing listen to their struggles and questions. |

via eyelid muscle biopsy. While it causes only am able to do this because of the

a number of struggles for me, | have made  wonderful contacts | have and all the

it a goal to learn and understand all that people who listened to me and helped

| can about mitochondrial diseases. My me in my journey. I’'m so thankful for this
hope is that this knowledge will allow me wonderful opportunity.

to help others with their journey.

UMDF Connect | Winter 2016 11



Team Giuliana - A

EFL: Delaware Valley

ess than two years ago, Gianna
Foglia and husband Enzo
D’Aria joined the Energy for Life
alkathon in Del/Val with their
team, Team Giuliana. At the time, they
walked to connect and meet with other
families.

Now, after their second year, they realize
it’s also about raising awareness and
funds for mitochondrial disease research.
Every person that Gianna asks to join their
team not only learns about mitochondrial
diseases, they also show support to
Gianna and her family. That support is
one of Gianna’s favorite things about the
Energy for Life Walkathon.

UMDF Connect | Winter 2016

Team Giuliana has had a major impact on
funding research. Just after 2 years, their
team has raised $45,229! When asked
“How do you do it?”, Gianna laughs and
says, “A lot of support from family and
friends”. Gianna asks her friends and
family to sign up to walk on their team.
She also encourages them to ask their
friends and family to support their team
by walking with them and/or making a
donation. Gianna’s dad, Michael, not only
sponsors the walk through his company,
Rahway Steel Drum, but also asks his
friends and colleagues to support his
granddaughter and her team. Team
Giuliana also raises funds for their team
through company matches. Just this past
year alone, almost $6,000 was added to
their total in matching gifts! Amazing!

One of the best ways they ask their friends
and family is through the Email Center on
the Energy for Life Walkathon website.
This past year, they sent over 900 emails.
Team Giuliana, you’re a great inspiration
to so many teams! Keep up the great
work!

There are so many amazing “powerhouse”
teams throughout our 29 walkathons.
Each and every team is amazing, and we
honor each of you!

Our challenge to you, as we enter the
Spring Walk Season, is to have fun, ask as
many people as possible to join your team
and don’t forget about those matching
gifts!



development

Double Your Gift to the UMDF!

e a matching champion! The UMDF makes it easy for our families and donors to access matching dollars from their
employers. Simply visit www.doublethedonation.com/umdf to start the process. Requesting an employer matching gift is an
easy process and can make a significant impact to your UMDF donations. We’d like to introduce and share examples from
two “Matching Champions” who have made a difference through coordinating, communicating and collaborating with their

co-workers.

KIM MULLINS
EVANSVILLE, INDIANA

s the Team Captain for Team
AHomie at the Energy for Life

Walkathon-Indianapolis, Kim
Mullins rallied her co-workers at Springleaf
Financial Services to donate and submit
employee matching gift requests. Kim
championed matching by helping her co-
workers.

“I sent my co-workers all the information
they needed to fill out for the matching
funds from our company. By providing
them the necessary information, it
almost guarantees UMDF will receive the
additional donation,” she said.

Kim’s advice is to ask your HR or
community relations representative about
your companies matching program.
Many companies have a matching fund
policy that isn’t always publicized or their
employees aren’t aware of it. It doesn’t
hurt to ask your employer, and it’s like
receiving free money! Kim and her co-
workers were able to raise an additional
$755 for Team Homie, in honor of Kim’s
niece Abigail Goerges, and were the top
fundraising team for Indianapolis raising
$6,865!

THE DIAZ FAMILY
WARREN, MICHIGAN

015 was the first year the Diaz
2 family participated in the Energy for

Life Walkathon-Detroit. With their
focus to access The GE Foundation’s
Matching Gift program, Blake’s Super
Powered Team raised $8,209, which
included over $2,000 in matching funds.
Blake’s father, Will, scheduled a meeting
with the top executive in his department.

“l was able to explain the UMDF, Energy
for Life Walkathon, and Blake's story,” Will
said. “l was also very fortunate to have
this executive sponsor to present to her
peers at an executive conference which
generated large donations from other
business units.”

Will posted information on the company
intranet and break rooms, including a

QR scan code to Blake’s team page and
how to use the company matching site.
Donors to Blake’s team were immediately
sent a thank you and instructions for the
GE matching site. For friends and family
outside of GE, a link was sent to help
them find out if their company matched
funds. The Diaz family provided a second
thank you to GE matching fund donors
that increased awareness throughout the
organization.

“A UMDF pin was given to each person
who would forward their completed
Foundation matching email,” he said.

Double Your
Donation!
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Mitochondrial Replacement Therapy-
We’ve come so far, but...

by Phil Yeske, PhD, UMDF Science & Alliance Officer

ost likely you have heard of mitochondrial replacement
therapy (MRT), but perhaps under media-adopted names like
“3-Parent Babies” or “Designer Babies.” These misnomers
are poor representations of scientific advances that afford
a subset of our disease community the opportunity to have genetically-
related children with significantly reduced risk of passing along a
mitochondrial DNA mutation from mother to child.

First allow me to share a bit of scientific background, although most of
you are probably quite familiar with this information. All humans have
two genomes, or repositories, of genetic information stored within DNA
molecules. The largest, and most commonly thought of repository is our
nuclear genome. The important regions
within nuclear DNA make up about 99.8% of
all genetic material and are responsible for
encoding proteins that control what makes
each of us who we are- hair and eye color,
intelligence, personality, etc. The remaining
0.2% or so of human genes are located
within mitochondria, and their major role

is to ensure our cells have enough energy
to function properly, although nuclear DNA
helps with that too.

Mitochondrial diseases can result from

mutations (errors) in either genome,

but MRT is only of potential benefit to women with a mutation in their
mitochondrial DNA. Since mitochondrial genomes are passed solely from
mother to child, mutations in the mitochondrial DNA are a significant
reproductive problem. Using MRT, in vitro fertilization clinicians would
replace the faulty mitochondria in @ woman’s egg or embryo with healthy
donor mitochondria from another woman, thus prohibiting the transmission
of disease-causing genetic information. Importantly, no changes are made
to the nuclear DNA provided by mother and partner.

Sounds great, right? So why is MRT controversial? By replacing even

a small bit of the genetic information in a cell we (society) would be
introducing something called a germline modification. This means the
genetic change made during MRT would be permanent and all future
generations would inherit this change. For some people this is ethically
troubling, and viewed as opening the door to manipulating genomes for
less-altruistic purposes down the road. But just to be clear- MRT in the
context of mitochondrial disease is 100% about the prevention of disease
transmission from mother to child.

As a society we have wrangled with medical ethics on many topics, and
this one will be no different in that there will never be a consensus. There
are risks and benefits in any medical procedure. In the United Kingdom a
long and substantial public debate took place over the past several years
that resulted in legislative approval for clinical usage of MRT. The first
licenses are being granted to clinical centers, and it is expected that a first
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child will be born later this year as the result of MRT. The situation in the
United States is less clear.

In 2014 the Food and Drug Administration (FDA) convened a panel of
experts to review the status of MRT in response to interest from US-
based research centers in beginning clinical trials to test the safety

and efficacy of MRT techniques. Clinical trials are the FDA’s process for
rigorously testing a new medical technique or therapeutic, and so these
initial trials would yield critical data for the FDA to consider before ever
allowing broad clinical application of MRT. At that time the FDA felt it
needed more information, and so asked the Institute of Medicine (I0M, a
non-government affiliated non-profit made up of leading researchers and
clinicians) to more thoroughly review the
ethical, social and policy considerations
of MRT. The IOM issued their report in
February 2016 and concluded that based
on their comprehensive investigation
that it is ethically permissible for the
FDA to move forward with oversight of
MRT-focused clinical trials. The IOM
recommended certain initial limitations,
including that only women with a proven,
severe mitochondrial DNA-based form of
mitochondrial disease should be included,
and that only male embryos should be
utilized (initially) so as to eliminate the
risks associated with passing along the germline modifications described
above to succeeding generations of offspring.

The UMDF has taken the position that MRT, when proven safe and
efficacious via clinical trials, should be an option made available to

women in the US with a mitochondrial DNA disease that want to have a
genetically-related child. The IOM report seemingly brought our community
to the cusp of such trials in the US, but a legislative twist will likely delay
the process for at least a year...if not more. In the fall of 2015 Congress
passed an omnibus spending bill for the current fiscal year that included
language prohibiting the FDA from even accepting applications based

on gene editing, and MRT falls under that broad category. Because the
restrictive language only covers the current fiscal year it is possible it could
be changed or removed altogether in a future spending bill, but no one can
say what will happen- especially in a year in which the presidential office
will also change.

It is important to remember that other techniques, such as pre-gestational
diagnosis or adoption, remain options for women affected by mitochondrial
DNA-based mitochondrial disease to consider. There will likely be a long
road of advocacy and lobbying ahead in order for MRT to reach approved
clinical application in the US, and UMDF will remain an important voice

of the patient in this process in which you are encouraged to participate
as well. Please visit our webpage dedicated to this topic in order to stay
abreast of the latest developments: www.umdf.org/replacementtherapy.




AACT Update

n behalf of the UMDF Adult Advisory Council Team, we want to wish you
good health and happiness throughout the New Year, and may it be a year

with many blessings.

2016 IS AN EXCITING AND SPECIAL YEAR
UMDEF is celebrating its 20th anniversary
and AACT’s 10th anniversary - what
milestones! Below, we have highlighted
some of the many special events taking
place across the country. Lots happening
this year, and we hope you can join us
along the way.

UMDF MITOCHONDRIAL MEDICINE 2016
For the first time, UMDF will host its
annual national Symposium in the
beautiful Pacific Northwest - Seattle,
Washington! In addition to a number

of Adult and Young Adult Sessions, the
Family Program is packed with many
wide ranging Sessions, Workshops and
networking opportunities.

Please Note... The 10th Annual Adult
Gathering will be on Thursday evening
from 6:30 pm to 8:00 pm. Young Adults
are welcome and we look forward to
kicking off the Symposium with you!
Registration is now open at
www.umdf.org/symposium.

Use registration code: FAM1605.

Lastly, UMDF is currently accepting LEAP
nominations that will be awarded at the
Friday Night Banquet to one special
Adult or Young Adult living courageously
with mitochondrial disease. To read
more about the LEAP award and to
submit a nomination by April 30, 2016
please go to: hitps://www.surveymonkey.
com/s/2016LEAPAward.

UMDF REGIONAL SYMPOSIA
UMDEF is hosting four one-day Regional
Symposial It’s a great day to be together
to exchange information, to network with
some of the top mito doctors in the field,
and to meet others fighting this disease.
Central Region: Houston, Texas
Saturday, February 13
Southeast Region: Durham, North Carolina
Saturday, February 20
Great Lakes Region: Rochester, Minnesota
Saturday, May 21
Northeast Region; Philadelphia, PA
Saturday, October 29
Please note: A Full CME Day is available on the
Friday preceding the above as part of the Regional
Symposium for clinicians — encourage your doctors,
nurses, therapists, etc., to attend!
For more information and to register go to:
www.umdf.org/regionalsymposia.

AACT WEBINARS

In conjunction with UMDF, we are excited
to announce we will host two Webinars
this year (dates and times TBA)!

The first Webinar will be in July and the
topic will be: New Treatment & Research
Updates.

The second Webinar will be in October.
The topic is open and we welcome your
suggestions. Please keep in mind, the
topic should be for the general Adult and
Young Adult population. If you would like
to submit a topic recommendation, please
send to:

news@umaf.org.

ENERGY FOR LIFE WALKATHONS

The Energy for Life Walkathon is UMDF’s
signature fundraising event to help

raise awareness and to support vital
research grants which, one day, will

lead to finding treatments and cures

for mitochondrial disease. This year,
over two dozen Walkathons will take
place across the country in beautiful
venues. Please form or join a Team and
become a part of the path toward a cure.
To view all EFL Walkathons and to form or
join a Team, go to the UMDF homepage
at: www.umdf.org and click on the EFL
Walkathon box on the bottom right-side.

Once again, happy New Year and we look
forward to seeing you soon!

TO UMDF...

On behalf of AACT and the community we
represent and serve, a very happy 20th
anniversary and a big “Thank You” for all
you have done - and continue to do - for
all of us affected by mitochondrial disease!

Adult Advisory Council Team (AACT)

Jennifer Schwartzott, AACT Chair, New York
Gail Wehling, AACT Co-chair, lllinois

Devin Shuman, YA Coordinator, Washington
Kailey Danks, Canada

Whit Davis, Pennsylvania

Rev. David Hamm, Maryland

Medical Advisors:
\ Bruce H. Cohen, MD

Christy Koury, North Carolina
Joy Krumdiack, Washington
Terry Livingston, Florida

Deb Makowski, Arizona

David McNees, Ohio

Sharon Shaw Reeder, California
Gregory Yellen, Maryland

Amy Goldstein, MD

Purpose of AACT

To represent and serve the unique needs of the
affected adult community and to ensure that those

needs are adequately represented to UMDF resulting
in enhanced services to the affected adult population.

AACT is a liaison to the UMDF Board of Trustees
and will assess and evaluate, provide advice and
guidance, and make recommendations to UMDF on
adult-related issues.

~
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Ask the Mito Doc™

Living with mitochondrial disease presents many twists and turns, and a maze of questions. UMDF is pleased to offer answers to some
of those questions as taken from Ask the Mito Doc®™ at www.umdf.org. Please note that information contained in Ask the Mito Doc*™ is
for informational and educational purposes only. Such information is not intended to replace and should not be interpreted or relied upon as

professional advice, whether medical or otherwise.

= | am 57 years of age and was diagnosed with MELAS
Q m about 10 years ago. | recently saw my neurologist and
got the results of my latest MRI. It showed quite a lot of white
brain matter. When | asked what caused it, | was told he wasn't
able to tell. Some form lesions, others form scar tissue and yet
still possibly dead cells. | don’t know the extent of the damage
and was not given a percentage when asked. Is this normal?
Also, | was told that in all the cases he had ever heard or read
about, all the patients went deaf. | am not sure how much he
really knows about this disease. He says he is quite educated
but | have some doubts. He prescribed me a medication for
headaches that warns to not take if you have a metabolic
acidosis. It is for migraines and seizures. What am | to do? |
distinctly asked him if it would cause my MELAS any problems
and he said no. | am obviously concerned. Any help? | believe the
medication is topiramate.

A. | am sorry to hear about your disease.
m MELAS is not a very friendly disease
and much to our regret is progressive and
treatments are limited. | guess the first question
is to ask if you have the common m.3243
mutation and do you know your heteroplasmy.
Since metabolic strokes are noted in all cases
of MELAS (mitochondrial encephalomyopathy,
lactic acidosis, and stroke-like episodes), have
you had many strokes? Also, are you on L-arginine of L-citruliine
for prophylaxis? There are some patients that we can control the
headaches with the mentioned medications and some we have
to add headache medication. White matter changes in the brain
are not uncommon and vary from patient to patient. When we
wrote our paper on MRI findings and mitochondrial disease, there
was no particular pattern that was seen. If you are deficient in
central folate, than using folinic acid might be helpful to slow the
loss of white matter (this is the material that surrounds the neuron
axons to isolate and speed communication between neurons in
the brain and muscles outside the brain). The finding of diabetes
(usually begins with type Il diabetes) and hearing loss is a
common finding of the m.3243 mutation. You do need to keep a
close watch on the diabetes as this is treatable with medications
and if treated, will really go a long way to keep you at your best
health. You also should see a cardiologist and make sure your
heart is doing okay, often they might request an EKG or ECHO of
your heart. Peripheral neuropathy, or loss of feeling in your legs/
feet is not uncommon-usually starts as having the feelings of
“pins and needles” is also a common finding. If this is happening,
then medication might be helpful for this condition.

Russell Saneto, DO, PhD
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The use of medications is pretty physician specific. | usually

do not use topiramate as | do not like the side effects in my
mitochondrial patient, but certainly | know physicians who use it.
But, if you find that your having trouble finding the proper words
to use, it may not be the best medication for your headaches.
Also, topiramate is associated with glaucoma in about 0.5% of
patients who take it, so you will need eye check ups. Again, your
health is so important, do your homework well and see someone
who deals with mitochondrial diseases.

Russell Saneto, DO, PhD

= | have read conflicting articles on whether amitryptiline
m helps or hurts mitochondria. Which is it?

= There are many medications that can

m theoretically be toxic to mitochondria
(as seen in animal studies or cell research)
that are often tolerated in mitochondrial
disease patients. Amitriptyline is generally
tolerated by mitochondrial patients and does
not exacerbate mitochondrial disease as far
as we know. The actual list of medications
that truly need to be avoided by most
mitochondrial patients is pretty short - and
there are truly no absolutely contraindicated medications - in
that if there are no other treatment options - we may need to use
these as well - though with much caution. - Sumit Parikh, MD

Sumit Parikh, MD

= My daughter has seizures, muscle weakness, tremors,
Q m and episodes of high ammonia. She also has lung issues,
constant sickness, nausea, and tiredness. We recently had
testing done that showed a 15q11.2bp1-bp2 deletion syndrome
and a homozygous variant detected on the UQCRC2 gene. We
have had a normal muscle biopsy, and skin biopsy. Does this rule
out mitochondrial disease? Our doctors are at a loss and have no
further answers for us.

= The UQCRC2 is a mitochondrial

m gene - it depends on the variant if
it is pathogenic or not - there can also be
secondary mitochondrial enzyme deficiencies
in deletion syndromes.
- Mark Tarnopolsky, MD, PhD, FRCP(C)

Mark Tarnopolsky, MD



= Hello. My son is 11 and has been seeing a geneticist
Q m for the past year originally for abnormal organic acids
and acylcarnitine profiles. We are awaiting gene tests to help us
understand what’s going on. Meanwhile, his CoQ10 levels are
low and we will begin supplementing. From what | read, there are
primary deficiencies and secondary for both the disorders my son
is showing (the first being fatty acid oxidation). How does that
work and does that mean you don’t really have mito if you have a
secondary form of either of these? Thank you.

= Primary fatty acid oxidation disorders

m are metabolic disorders caused by
mutations in nuclear genes that encode
enzymes involved in the fatty acid oxidation
process that burns fat within mitochondria.
These present with a variety of symptoms
from sudden death to liver or heart
involvement, and require specific dietary
and medical management. They can be
suspected based on accumulation of specific
intermediate metabolites on plasma acyl-carnitine profiles and
urine organic acid profiles. While these disorders do involve a
key process occurring in mitochondria, they do not directly impair
the mitochondrial respiratory chain (or electron transport chain)
that are often considered to be “primary mitochondrial diseases”.
Many mitochondrial respiratory chain diseases do cause
secondary deficiencies in the cells ability to burn fat through the
fatty acid oxidation pathway, and so abnormalities can be seen
on metabolic screening lab investigations in blood or urine that
are not caused by a genetic defect within the fatty acid oxidation
pathway.

Marni Fak, MD

Primary coenzyme Q10 deficiencies result from mutations in
nuclear genes that encode one of the biosynthetic enzymes
necessary to generate coenzyme Q within the cell. They are very
variable in presentation from myopathy to neurologic or renal
problems. They are exceedingly rare, although in some cases
can be very responsive to coenzyme Q10 supplementation.
Much more commonly, individuals with mitochondrial respiratory
chain deficiencies due to other genetic disorders can develop

a secondary Coenzyme Q10 deficiency in their tissues (mostly
tested in muscle), which is why so many patients with respiratory
chain diseases are given coenzyme Q10 supplementation. It

is not clear that blood (plasma) levels of coenzyme Q10 really
correlate to what is happening in a person’s high-energy tissues
(muscle, nerve, liver, etc), which is why it is recommended to
measure white blood cell (leukocyte) coenzyme Q10 levels that
are thought to be a better indication of what intracellular levels
may be. Metabolic screening lab studies such as organic

acid profiles and acylcarnitine profiles would not be useful to
specifically detect or confirm coenzyme Q10 deficiency; genetic
diagnostic testing would be the first line choice to find the cause
for a low tissue or cellular coenzyme Q10 level. Coenzyme Q10
supplementation is fraught with practical challenges, including
mainly that it is generally very poorly absorbed within cells and
therefore some forms of supplementation do not improve tissue
coenzyme Q levels even if it seems the “plasma” levels are
higher. A reduced form of coenzyme Q10 known as ubiquinol
(not the more commonly available ubquinone) is thought to be
more bioavailable in this regard.. - Marni J. Falk, MD

= In your opinion, what is the relationship, if any, between
m CFS/ME and Mitochondrial Disease?.

= There are a number of papers and

m studies that indicate that patients
with chronic fatigue syndrome can have
mitochondrial dysfunction. Similar defects
in oxidative metabolism in other disorders
such as bipolar disease, multiple sclerosis,
Parkinson’s disease, schizophrenia, and
depression have been reported.

Fran D. Kendall, MD

Although the majority of patients with

multiple sclerosis appear to have widespread mito dysfunction
and impaired ATP production, a recent paper by Morris and

Berk in BMC medicine, April 2015, indicate that mitochondrial
impairment is inconsistently found in patients with other disorders
including chronic fatigue syndrome indicating multiple other
pathophysiologic processes (causes) are likely involved in those
diseases.

In addition, mitochondrial disease and dysfunction are utilized
differently by mitochondrial experts who typically reserve the
classification of mitochondrial disease for those patients who
are found to have gene mutations in mitochondrial genes or fall
neatly into a well described clinical phenotype such as Leigh
disease and not for those diseases that may secondarily impact
or impair mitochondrial functionality through a mechanism other
than an alteration in mitochondrial gene.

In summary, then, chronic fatigue syndrome has been associated
with mitochondrial dysfunction based on the number of studies.
However, while there may be some impairment in mitochondrial
function, most of these patients are not going to fall under the
mitochondrial disease diagnostic heading unless their fatigue is
a component of a larger clinical picture and is confirmed utilizing
standard mitochondrial disease diagnostic tools. - Fran Kendall,
MD

You can quickly and easily find “Ask the Mito Doc”
Q/A’s on topics of your choice by going to the UMDF
home page at www.umdf.org. Go to “Find Support” and
click on “Ask the Mito Doc.” Click on the search “Ask
the Mito Doc” link; this will pull up a search box. Type in a
keyword or phrase you are interested in and click “Go.” The
search engine will pull up every Q/A that mentions your
word or phrase. If you are not satisfied with the results, try
variations or synonyms of your word/phrase.

UMDF Connect | Winter 2016
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Donor Spotlight

$49,999 - $10,000

Robert J. Bauer Family Foundation

Butterflies of Hope

Mr. David Heikkinen
& Dr. Ann Heikkinen

William S. Kallaos Family Foundation

Mr. Sebastiano Lopresti & Family
Mr. Herbert Markley

The J. Willard & Alice S.
Marriott Foundation

Stealth BioTherapeutics

$9,999 - $5,000
Mr. & Mrs. Josh Albertson
Birdies for the Blind
Mr. & Mrs. Rob Bosak
Burmans Pharmacy
Cincinnati Children’s Hospital
Mrs. Maha Giavis
Mr. & Mrs. Hooper Hardison
JDM Fund
Nikos S. Kefalidis Foundation, Inc.
Mr. & Mrs. David Langer
Ms. Bethany Stamper
VOYA
Dr. & Mrs. Harry Weinrauch
Mr. Robert Whitehead
Dr. & Mrs. L. Shaun Williams MD

$4,999 - $1,000
Advanced Physical Therapy
Mr. Daniel Allen
The Alistate Foundation
Applied Medical Technology, Inc.
Mr. & Mrs. James Andersen
Mr. & Mrs. Tim Babiarz
Mr. & Mrs. Tommy Baker
UMDF Connect | Winter 2016

Rosemarie Bastone
Dawn Batchelder
BioRx, LLC
Mr. & Mrs. Brandt Blanken
Dr. & Mrs. James Bolton DDS
Mr. & Mrs. Jeff Bradshaw
Ms. Annette Braverman
Ruth Camp Campbell Foundation
Dr. David Charney
Chernega Construction LLC
Coconut Point Ford
Mr. & Mrs. David Codier
Corporate Office Properties Trust
Emma Costick
Mr. Patrick Crutcher
Mr. & Mrs. John Culbertson
Mrs. Gladys Dano
Mr. & Mrs. Glenn Davis
Mr. Michael Donahue
Duane Morris LLP
Mr. & Mrs. Michael Foglia
The Gallery of Fine Art
Mrs. Lora Geer
Girlfriend’s Journey To A Cure
Carole Goldin
GraceWorks Unlimited
Mr. & Mrs. David Gray
Gulf Middle School
Mr. & Mrs. Michael Hall
Mr. & Mrs. Edward Hardison
Mr. & Ms. Tom Hefferon
Prof. William Highsmith Jr.
Mr. Ivan Hinrichs
Mr. & Ms. Tom Hodge
Mr. & Mrs. David Janes
Dr. & Mrs. Glenn Kalick DVM
Kendra Scott Design
David & Paula Kirsch Family Fund
Knoxville Disc Golf Association
Mr. Alan Koreneff & Ms. Tricia Gordon

October 1, 2015 - December 31, 2015

Eugene M. Lang Foundation
Mr. & Mrs. Jeffrey Lawrey
Mr. & Mrs. & Ms. Edgar Levy
Mr. James Loomer
Mr. & Mrs. Bryan Manley
Mrs. Catherine McDonald
Meuse Family Foundation
Teresa R. Meyers
Mr. & Mrs. Gary Moberly
Ms. Danielle Molder
Mr. & Mrs. Ben Morrow
Rebecca Mouk & Family
Mr. & Mrs. Jim Mowrer
Mr. & Mrs. Francis Mroz
Mr. David Neill

Gloria & Frank Pipp Family Foundation

Rachael’s Gift Inc.

Dr. & Mrs. Fred Reckling MD
Mr. & Mrs. Leroy Reifsteck
Mr. Matthew Richardson
Mr. & Mrs. William Riley
Mrs. Joscelyn Rivers
Mr. John Romeo
Mr. & Mrs. Brett Schoenecker
Mr. & Mrs. Jerry Shuck
St. John Lutheran Church
Dr. Annette St. Pierre-MacKoul
Ms. Patty Stageman
Mr. Timothy Steward
Mr. & Mrs. Neil Strosnider
TJ Maxx - Buford, GA
Villa Annette
Mr. Weston Wadsworth
Mr. Joe Waller

Mr. & Mrs. Li Kan Wang
Mr. & Mrs. Shawn Welch
Mr. Andrew Wert
Mr. Vince Wesolowski
Ms. Susan Winokur
Mr. John Zetterower



$999 - $500
Shelby & Wanda Amos Foundation
Hushang Ansary
Mr. & Mrs. Pedro Ayala
Mr. & Mrs. Michael Baker
Mr. & Mrs. William Bath
BBSC Endurance Sports USA, LLC
Mrs. Emmy Bennett
Mr. & Mrs. Jim Betti
Blackwell Realty
Mr. Arnold Brazell
Mr. & Mrs. Joseph Bukovac
Terrie A. Burgess
Mr. Daniel Christ
Dr. Timothy Clare
Clemens Family Corporation
Mr. Derick Close
Mr. & Mrs. Michael Coleman
Mrs. & Mr. Janet Congero
Mrs. Susan Cramer
Ms. Angela Davis
Dorrier Underwood
Cynthia Dorroh & Craig Topham
Mr. Andrew Dudley
Mr. William Dungan
Jennifer Egbert
Karen Ehrensaal
Elite Foot & Ankle Specialists
J Everett
Mr. Lyle Farrand
Dr. Harriet Feick
Miss Tonya Flory
Mrs. Elizabeth L. Frommeyer
G. Kidd, Inc.

Dr. Jaya Ganesh MD
Genoa Area School District
Mr. & Mrs. Michael Geolat
Dr. & Mrs. Michael Geraci

Mr. & Mrs. Edward Glassmeyer
Golisano Children’s Hospital

Mr. Patrick Gray
Green Wave Technology Inc.
Naomi Harrington
Mr. Stephen Harvey
Mr. & Mrs. Siegfried Hoppe
Mr. & Mrs. Shawn Huddleston
Ms. Robin Hurley
Inside Edge
Mr. & Mrs. Jeff Irvin
Mr. Jeffrey Kahn
Mr. & Mrs. John Kieffer
Mr. & Mrs. Terence Kimm
Mr. & Mrs. Christopher Kindbom
Mr. & Mrs. Tim Knapp
Kohl’s
Mr. & Mrs. Andrew Lagow
Mr. & Mrs. Richard Leach
Life Learn
Ms. Monica Maron
Jane Martin
Mr. Joshua Martin
Mr. & Mrs. Chris McKulka
Mr. & Mrs. William McMenamy Jr.
Mr. & Mrs. Bill McNair
Ms. Melissa McRaven
Mr. & Mrs. Ronald Miller
Mr. & Mrs. Charles Mohan Jr.
Mr. James Monteverde
Ms. Margaret Moore
Moxie Cup
Mr. Walter Mugan
Next Yoga LLC
Our Lady of Lourdes Church
Ms. Cindy Owens
Ms. Olivia Petty
Mary Claudia Pilon
Dr. Joseph Ponzi
Mr. & Mrs. David Porter Sr.
Prof. & Ms. Jamie Prenkert
Rack Room Shoes
Magda Rebhun

Dr. & Mrs. Tyler Reimschisel
Dr. & Mrs. David Ritacco
Melissa Roberts
Rodgers Builders, Inc.

Mr. & Mrs. Mike Rohrer
Scott & Tricia Russell Family Fund
Mr. & Mrs. R. Michael Sanchez Esq
Dr. & Mrs. Mark Schnitzler PhD
Mr. & Mrs. James Schweitzer
Dr. & Mrs. John Sharma
Dr. Margaret Shih
Mr. & Mrs. Frank Simone
Mr. & Mrs. Robert Slimp
Mr. Richard E. Smith
Southern Risk Insurance
Stage Stores
Ms. Jane Stein
Dr. Romesh Subramanian
Mr.and Mrs. John Swope
Mrs. Joan Ellis Tabor
Mr. & Mrs. Andrew Theodore
Thorgalsen Enterprises Inc
Ms. Susan Thornton
Mr. & Mrs. Kenneth Todd
Mr. & Mrs. David Towell
Robin A. Trautmann
Dr. Jennifer Turner MD
The Vana Family Foundation
Mr. & Ms. Kent Varner
Mrs. Janeen Waddell
Mr. Wayne Wadsworth
Mr. Brent Warner
Viraine Weerasooriya
The Whitehouse Family
Lucy Williams
Mr. & Mrs. John Windish
Mr. & Mrs. Jimmy Winters
Winters Bros. Waste Systems
Mr. & Mrs. Rand Wortman
Carey & Penny Ziemer
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Fundraisers

Leslie Dacosta and
Kean University in New Jersey hosted
a successful Lightbulb Campaign! They
raised over $50 bringing awareness to
their campus community.

Mount Pleasant
Elementary School (the Livingston School)
hosted a fundraising walk at their school
in Mount Pleasant, NJ,raising over $3,000!

Brady’s Bunch held a
fun and creative paint night to fundraise
for their research fund and upcoming 5k
walk. They raised over $200.

BNY Mellon hosted
a jeans day, and the UMDF was their
charity of choice! BNY Mellon matched all
donations and raised over $1000.

Carly Kindbom hosted
an exciting and unique event, a Bar Crawl,
in Philadelphia, PA that raised over $400!

The annual Fall into a
Cure wine tasting and auction was held in
Lovetsville, VA. The event was beautiful
with a record number of auction items this
year. Fun was had all around and they
raised a whopping $31,070!

Meghan Shields,
Justin Forbes, and the Knoxville Disc Golf
Association hosted a disc golf tournament
in Knoxville, TN. The first time event was
wildly successful, raising over $1300!
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Benefitting the UMDF

Ryan and Gaby
Duncan held a fundraiser in Texas in
honor of their friend Derek Bair. Ryan’s
co-workers donated money to have him
cut his hair! They raised over $5000!

Francesca Esquenazi
held a bake sale at the Riot Games
workplace in San Francisco on Giving
Tuesday and raised over $1000.

Stonehedge
Elementary school in Camillus, NY,
held a walk in honor of their friend and
classmate, Molly. The elementary school
started a Path to a Cure in Molly’s honor
and raised over $1200.

The second annual
Carter’s Christmas vendor sale was held
once again at the Sayre Elks Club in
Sayre, PA. The benefit hosted a number
of craft vendors, breakfast with Santa,
and fun games for the kids! This year they
raised over $3,000!

The annual Bowling
for Mito in Delaware was held in Dover,
DE. A pleasant time was had by all who
attended and raised over $1000!
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Upcoming Events

The New Jersey Devils
hockey team will partner with UMDF as their
charity for this game. For more information,
or for tickets, contact Tara at _TaraM@umdf.org

Madison’s March Mile and
Pup Parade will be held at Gregory Hill Park
in Smyrna, TN. For more information, please
contact Kelly Russell at russellk@rcschools.net

The annual Jackson Culley
Mito What? 5k will be held in Millington, TN.
For more information, contact Angie Nunn at
angienunn73@gmail.com

The first Brady’s Bunch 5k
and Fun Run will be held in Vincennes, IN,
to benefit the Brady Sterchi research fund
through the UMDF. For more information,
please contact Jamie Sterchi at
yamie00@hotmail.com.

The Mito Dawgs of Athens,
GA, will host a Fun Run and Silent auction!
For more information, please contact Emily
Lyons at mitodawgs@gmail.com.

Upcoming
Symposia

The 13th Annual Bet on
Baylee Casino and Auction Night will be
held at the Perry County Fairgrounds in New
Lexington, OH! The event promises to be
even more fun (if possible) than last year!
For more information, please contact Jody
Thompson at buff2506@hotmail.com

A Dinner in the Dark will be
held in Northfield, MN to benefit the LHON
Project through the UMDF. For more
information, contact Tara at _TaraM@umdf.org

The annual Greater Mito
Open (Birdies for Brianna) will be held at the
Broadlands Golf Club in North Prairie, WI.
For more information, please contact Dave
Dobke or Karen Loftus at ddobke@ball.com or
Milwaukee mitoans@yahoo.com.

The annual Nicholas J.
Torpey Butterfly Classic will be held at the
Sycamore Hills Golf Course in Macomb,
MI. For more information, please contact
Jennifer Ruhana-Smerek at jruhana31@
hotmail.com.

UMDF Connect | Winter 2016
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Upcoming EFL Walkathons

pring is coming upon us — which
Sbrings perfect weather for an Energy
for Life Walkathon! Our amazing
volunteer planning committees are busy
planning 11 Energy for Life Walkathons
in April and May! We have a goal to raise
$512,160 this spring, and we need YOU
to help us hit that goal! Join us in one of
these amazing cities:

Saturday, April 9 — San Francisco Bay Area
www.energyforlifewalk.org/sanfrancisco
Saturday, April 16 — Atlanta
www.energyforlifewalk.org/atlanta
Sunday, April 17 — Houston
www.energyforlifewalk.org/houston
Saturday, April 23 - Tampa Bay
www.energyforlifewalk.org/tampabay
Saturday, April 30 - Dallas/Fort Worth
www.energyforlifewalk.org/dallasforthworth
Saturday, April 30 — St. Louis
www.energyforlifewalk.org/stlouis
Saturday, May 1 — New England
www.energyforlifewalk.org/newengland
Saturday, May 7 — Evansville
www.energyforlifewalk.org/evansville
Saturday, May 14 — Nashville
www.energyforlifewalk.org/nashville
Saturday, May 14 — Cincinnati
www.energyforlifewalk.org/cincinnati
Saturday, May 21 - Pittsburgh
www.energyforlifewalk.org/pittsburgh
TBD - Shreveport/Bossier City
www.energyforlifewalk.org/sbc

SAVE THE DATE!:

Fall will be here before you know it! We’ve
started to get some dates on the books
for the Fall! Save these dates and keep
checking the website for updates!!

Saturday, Aug 20 - Minnesota
Saturday, Sep 3 - Omaha

Saturday, Sep 10 - Indianapolis
Saturday, Sep 17 — Detroit

Saturday, Sep 17 — Kansas City
Saturday, Sep 17 - Western New York
Sunday, Sep 18 — Chicago

Saturday, Sep 24 — Southern Wisconsin
Sunday, Oct 2 — Seattle

Saturday, Oct 15 — Charlotte

TBD - Central Texas

TBD - New Orleans

TBD - Delaware Valley

TBD - Akron

TBD - Birmingham

TBD - Columbus, GA

TBD - Southwest Florida

YOU ARE OUR ENERGY!
Want to join one of our planning
committees? We want to talk to
you! Call 888-317-8633 or email
events@umdf.org!
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More Ways to Give

swim, ski, jump! Get going, get moving, get ACTIVE - and support
those who cannot! Participate in your favorite physical activity, or
challenge yourself to find a new favorite, all while raising funds Z

for a cure! www.umdf.org/activate

Activate Your Mitochondria! e / ~ ¢
Run a marathon, skydive, compete in a triathlon! Run, walk, \] /
i

o

ACTIVATE

Path to a Cure

UMDF’s Path to a Cure symbolizes our commitment
to fund research that will bring us closer to a
potential cure. A donation of a brick is a perfect
way to honor a loved one or celebrate the memory
of a mitochondrial disease patient. Your brick

could commemorate a significant life event, like a
wedding, birthday, engagement, anniversary, birth
and more. Visit www.umdfpathtoacure.org

Coins for a Cure

Place coin collection containers in your school, church or local
business for a designated period of time. No amount is too
small to propel us down the path towards a cure.

Light Bulb Campaign ﬂmmu&
The UMDF will provide you with light bulb paper cutouts that can be sold for * ~ Jjj&i—
a minimum donation of one dollar at schools, local restaurants or businesses T |
and placed on a designated wall or window to raise awareness. : = '

Family Research Funds E

UMDF Research Funds are established by families as a way to honor or

memorialize a loved one affected by mitochondrial disease. Your donation to any of our existing
funds ensures that the world’s top mitochondrial scientists are receiving the support they need
to perform breakthrough research. UMDF would be happy to work with you on establishing a
research fund in honor/memory of your loved one.

Do you want to host a fundraiser for the UMDF?
Contact UMDF Special Events at

events@umdf.org for more information!
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Kalie Parsons (right) accepts the 2015
| Iitstrings Award from Patrick Kelly at the
L2015 UMDF Symposium

= -

Energy
Award

he purpose of the UMDF Energy
I Award is to recognize an individual
who embodies the spirit of the
UMDF and its Mission of “promoting
research and education for the diagnosis,
treatment, and cure of mitochondrial
disorders and providing support to affected
individuals.”

There is no age restriction for the
nominee. You may nominate an individual
for the UMDF’s Energy Award by filling out
the form online with a 100 word explanation
as to how this individual has exemplified
the UMDF Mission.

You may also mail or e-mail
supportive documents of your nomination
to info@umdf.org (please put Energy Award
Nominee and their name in the subject
line) -- listing projects, activities, or other
information that highlights their efforts in
supporting the UMDF mission.

Submit your nominations online at
https://www.surveymonkey.com/s/2016EnergyAward
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Heartstrings
Award

he Heartstrings Award recognizes
I a child or teen that has donated or
raised funds for the UMDF, enabling
the UMDF to continue its mission. The
individual recognized must be under 18
years of age at the time of the donation or
fundraising activity.

As part of the criteria for the
award, the nominee must implement a
fund raising project, demonstrate how
the project was communicated to the
community for awareness, and show the
time invested in the project. The amount
raised in comparison to the age of the
individual will be considered. For nominees
who donate funds, the judges will consider
the generous spirit shown, communication,
and amount donated in relation to the age
of the individual.

You may nominate an individual
for the Heartstrings Award by filling out the
form online with a 100 word explanation as
to how this individual has “tugged at your
heartstrings” through fundraising for or
donation to the UMDF. |dentify important
features of the nominee’s activity,
such as the time invested, creativity,
communication skills, determination,
effectiveness, and generosity.

Katie Persons
[—
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Submit your nominations online at
https.//www.surveymonkey.com/s/
2016HeartstringsAward

AwARDS

very year, the UMDF honors
Ethe accomplishments of our

constituency. A number of
awards are invited for nominations
from the public. The UMDF invites you
to nominate candidates for the three

awards listed below. The deadline for
nominations is April 30, 2016.

The awards will be presented at the
UMDF’s annual symposium on June 17,
2016. The winners will be honored with a
plaque and will be featured in the UMDF
Newsletter.

LEAP
Award

he LEAP Award recognizes an
I individual who is living positively
with mitochondrial disease (Living,
Encouraging, Achieving, & Persisting).
In order to be nominated, the
nominee must be at least 14 years of
age or older. The nominee must have a
confirmed or suspected mitochondrial
disease and has demonstrated how they
overcome the daily challenges to achieve
their goals in career, family or volunteer
service. The nominee must demonstrate a
positive attitude, hope for a brighter future,
and have enthusiasm that inspires others.
You may nominate an individual
for the LEAP Award by filling out the form
online with a 100 word explanation as to
how the nominee demonstrates a positive
attitude, hope for a bright future, and
inspires others. If you wish, please provide
copies of articles about the nominee, lists
of projects, activities, or clubs to which the
nominee belongs.

Submit your nominations online at
https://www.surveymonkey.com/s/2016LEAPAward



Scntific rdg
June 15-18, 2016

Experts from around the world join together to better
understand mitochondrial disease. The Scientific Program will
deliver the following learning objectives:

e Recognize the ways in which animal models of mitochondrial
disease can help us better understand mitochondrial disease
mechanisms in humans, and develop new concepts in the
pathophysiology of human mitochondrial disease as well as
therapeutic interventions.

e |llustrate how mtDNA replication and stability is a key factor in
mitochondrial health and how impaired mtDNA replication and
translation can lead to mitochondrial disease in humans.

e  Explain the current knowledge of mitochondrial diseases of the eye
and eye movement, focusing on those diseases that lead to visual
loss and optic atrophy as well as ophthalmoplegia.

e Describe the new therapeutic techniques in altering mitochondrial
function including mitochondrial replacement therapy and the use
of zinc-finger nucleases, mitoTALENs and CRISPER technology.

e Compare the lessons learned with other rare diseases in terms of
therapeutic drug development, and how to partner with the FDA for
clinical trial design.

e  Describe the ways in which cellular nutrients and nutritional
interventions influence mitochondrial function and clinical trial
design.

e  Summarize the other functions of the mitochondria including the
cell-danger response and how external toxins affect mitochondrial
function.

e Distinguish how patient priorities, new drugs, and personalized
clinical trials are being aligned to bring effective treatments to
mitochondrial disease patients.

Patient/Family Program
June 17-18, 2016

Topics include:

Study Design and Other Regulatory Issues Involving
Clinical Trials for Mitochondrial Diseases

What is Mitochondrial Disease and What to Expect
Managing your Child’s Individual Education Plan (IEP)

Gastrointestinal Motility & the Mitochondrial Disease
Child

Transitioning to Higher Education and/or Jobs for the
Young Adult Living with Mitochondrial Disease

Behavioral Issues in the Child and Adolescent with
Mitochondrial Disease

Where does Dysautonomia Fit in the Mitochondrial
Disease Patient?

Medical and Genetic Testing in Individuals with
Mitochondrial Disease

Anesthesia and the Mitochondrial Disease Patient

Reserve your hotel room now! Visit www.umdf.org/symposium/hotel2016 or call 206-246-8600.

BOOK EARLY - OUR ROOM BLOCK FILLS UP QUICKLY!



SCIENTIFIC & FAMILY PROGRAM REGISTRATION FORM
Mitochondrial Medicine 2016: Seattle
DoubleTree by Hilton Seattle Airport
June 15 - 18, 2016

REGISTER NOW TO GUARANTEE YOUR ATTENDANCE!

To Register:

1. Complete the registration form below and mail it back to the UMDF.

2. Complete the registration form below and fax it to UMDF at 412-793-6477.

3. Register online at www.umdf.org/symposium/registration. Use the registration code FAM1605 or SCI1605.

Registration Code: SCI1605
SCIENTIFIC PROGRAM FEES (Full four-day registration)
[1$825 Physician/Researcher
[1$775 UMDF/MMS/MRS/MIP Members (discount rate)
[1$450 RN’s/Allied Health Professionals/Residents/GCs*/Fellows**/Students

(* GCs - Register online for CEU credit)
(** Letter from program director must be received in our office before May 29, 2016, in order to receive this fee.)

Full registration entitles you to a hard copy syllabus, daily continental breakfast, refreshment breaks, lunch and the Friday night UMDF
banquet (does not apply to daily rates). Payment must be received prior to attendance at symposium.

Registration Code: FAM1605

FAMILY PROGRAM REGISTRATION FEES

[0 $225 Individual Registration

[] $450 Family Registration (2 adults/same household)

] $85 Daily Rate / LHON Only (Banquet and Syllabus not included)
[0 $65  Additional Friday Night Banquet tickets (per ticket)

Individual and Family registration entitles you to a hard copy syllabus, daily continental breakfast, refreshment breaks,
lunch and the Friday night UMDF banquet (does not apply to daily rates).

TEEN REGISTRATION (Sessions are free but registration is required!)

[] FREE Teen Registration (Lunches and banquet not included)
] $10 Friday Lunch (per teen)

] $25 Friday Night Banquet (Special pricing for teens)

[] $10 Saturday Lunch (per teen)

Please make all checks payable to: The United Mitochondrial Disease Foundation

Please charge this registration to the following: ~ Visa  MasterCard  Discover ~ American Express
Card Number Expiration Date

Name as listed on card (please print)
Signature (invalid without signature)

PLEASE PRINT CLEARLY

Last Name First Name M
Degree/Suffix Specialty
Address

City State/Province
Country Zip/Postal
Email:

Phone;: Fax

Mail to UMDF, 8085 Saltsburg Road, Suite 201, Pittsburgh, PA 15239 or fax to 412-793-6477




U M D F Are you looking for someone to connect with? Connect with a UMDF Ambassador,
an affected individual/family member who would be happy to network with you. To
get started, complete our contact form at htp:/secure.umdf.org/RegionalContact or call
us toll-free at 1-888-317-8633.

News from the national office.

WHAT UMDF REGION DO YOU LIVE IN?

Below are the UMDF’s current regional
coordinators and their email addresses.

We also encourage you to stay up
to date in your region by visiting the
regional webpages listed below!

\__Recronse=== 2|3 | [l Sl [s] - J

Northeast Region 2 Southeast Region 3 Great Lakes Region 4
Nicole McCaslin Margaret Moore Anne Simonsen
Nicole@umdf.org Margaret.Moore@umdf.org anne.simonsen@umdf.org
www.umdf.org/northeast www.umdf.org/southeast www.umdf.org/greatlakes

UNiTED MiTOCHONDRIAL DISEASE FOUNDATION STAFF b

Executive Staff Finance Development & Tara Maziarz

Charles A. Mohan Jr. Mark Campbell Member Services Development Associate/

CEO/Executive Director Chief Financial Officer Beth Whitehouse Social Media

Janet Owens Donna Nameth Director of Development Nicole McCaslin

Executive Administrative Asst.  Data Entry Manager Tania Hanscom Regional Coordinator -

Philip Yeske, PhD Barbara Cullaj National Walk Manager Northeast

Science and Alliance Officer ~ Administrative Assistant Cassie Franklin Margaret Moore
Gifts Officer Regional Coordinator -

UMDF Symposia Communications Julie Hughes 50uthects t

Kara Strittmatter Clifford Gorski Development Associate/ /R\“r!e Sllrfclonfjn t

Meeting Event Director Director of Communications ~ Grants GfegaI?Lnaakes oorainator -

Jeff Gamza

Multimedia Coordinator

UMDF MissioN

To promote research and education for the diagnosis, treatment and cure of mitochondrial disorders and to provide support to affected individuals and families.
The UMDF focuses on coordination, communication and collaboration.
We bring people and resources together to make an impact on diagnoses, treatments and a cure for mitochondrial disease. )




A leader in studying mitochondrial
disease, Seattle Children’s research
IS being applied to state-of-the-art
oatient care, diagnosis and treatments.

Visit www.seattlechildrens.org/mito-research to learn more about how you
can help advance mitochondrial research at Seattle Children’s.

Seattle Children’s®

HOSPITAL « RESEARCH « FOUNDATION




