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Marking the previous year’s progress in our Spring Newsletter has become
a point of pride and this year is no exception. We are pleased to report the
most successful BSF Conference ever, the initiation of the long awaited Barth
Syndrome Medical Database and BioRepository, an entirely re-designed website,
more families enrolled, more research grants awarded, near record fundraising and
the hiring of our Science Director — Matt Toth, PhD - virtually all accomplished by a
dedicated group of volunteers. In the article that follows, you will get a taste of BSF,
our programs, our volunteer leaders and our financial health. But our pride is always
tempered by the knowledge that our goal is still very distant... and boys are turning
into young men without a solution to Barth syndrome in hand. Thanks to each of
you and your continued willingness to help, we remain optimistic. Our hope for the
future rests with you.

BSF ProGrAmMS’ PROGRESS

FaAmiLY SERVICES:
SHELIA MANN AND CHRIs HoPe, Co-PRoGRAM LEADS

We continue to serve our community of families around
the world through our internet listserv which allows every
family (including the boys and young men themselves)
to speak to each other regularly. Families can ask
questions, share milestones and provide reassurance
that we are not alone in this sometimes overwhelming
and frightening journey. In addition to providing
educational materials to the families, our Family Service
team also provides peer-reviewed information about Barth
syndrome, which families can share with their physicians.

(Cont'd on page 3)
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Our 2006 Research Grant Program has just
been completed and has awarded almost
$320,000 in funding to eight applicants, a
record for a single grant cycle. The projects
funded range from basic research into the
interactions of the tafazzin gene product (the
gene mutated in Barth syndrome) with other
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properties, and mental acuities of boys with
Barth syndrome. This grant cycle is particularly
rich with projects that seek to build on the work
previously funded by the BSF, which indicates
that progress in Barth syndrome research is
scientifically sustainable and rewarding. Brief
descriptions of the funded projects are listed
on page 11.
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Special gifts
By Valerie ("Shelley”) Bowen, President

In 2001, we celebrated the creation of the Barth Syndrome Foundation - the first charity to aid those
who have Barth syndrome. Our mission was to serve a community with significant needs: Barth
syndrome was claiming lives, constantly threatening the health of those with the disorder and an
ever-present challenge to the families and physicians caring for them. On behalf of the community,
we vowed to do everything in our power to change the status quo and bring hope to those affected by
Barth syndrome, and we felt accountable to deliver on our promise.

This edition of our Newsletter provides an account of our efforts toward our vision ...“Saving lives
through education, advances in treatment and pursuit of a cure for Barth syndrome.” |t
reports on the effectiveness of our organization as we consider the milestones and accomplishments
we have reached. Since our founding, BSF has surpassed many of our initial goals and is transforming
the future of those who have Barth syndrome.

Over the years, appreciating the urgency of our mission, volunteers and donors have selflessly given
their time, skills and funds to BSF. We have tried to be good stewards of the time, talent and
treasure entrusted to us, investing wisely in our programs and planning for the future. But in the end,
though we track our milestones, the real measure of our success is more human — our ability to
improve the lives and futures of our boys, many of whom are now becoming young men.

It is impossible to measure the worth of a life that is lived and loved. It is equally impossible to
measure the depth of our gratitude toward those who make a difference in our loved one’s life. The
tenderness of a touch, the sound of a child’s voice, the smell of his hair and the caress of his fingers
as we read bedtime stories are the real gifts you all give to us. These are ordinary happenings in
most families. But for our families, they are gifts made sweeter by the threat of Barth syndrome.
We are a unique community that Barth syndrome has forever defined and changed. We are an
extended family separated by thousands of miles, who care deeply for one another and for each
other’s children. Strong friendships have formed, which are the core of our culture. These are the
unexpected gifts on our journey.

My aspiration throughout childhood was to be a mom. Watching my mother raise my brother, an
atypical child with special needs, she inspired me as a quiet model of strength, independent thought
and determination. Little did | know that | would draw upon these unspoken lessons when | had
children of my own.

From my mother | learned that special needs children are not broken or damaged. My brother’s
challenges would enrich, not defeat our family. To this day, his perspective brings joy to all who
know him. | have often heard him refer to those undeserving of his kindness as his ‘friends’. Through
him | have learned the true meaning of compassion. When we deeply care for someone they are a
part of us. | was reminded of this simple truth when a young boy in our group said, “/ am affected
by Barth syndrome because my brother has it.”

There are no words to ease the unbearable pain and grief a parent experiences with the loss of a
child. However, the amazing gifts that these children leave with us are imprinted on our souls. Their
lives and our love for them will never be forgotten. | choose not to remember the loss of one of my
sons, but to be inspired by the joy he brought into my life.

In 2006 our greatest victory of all was that not one family in our group experienced the loss of a child.
It is difficult for me to convey the gratitude | have for the investments made in BSF by so many so
that ... “no one will suffer or perish from Barth syndrome.” There are no words to express the
depth of gratitude for those who have elected to join us in our journey, and there are no measures for
unconditional friendships.

None of us planned on being here and none of us has a map. We must create our own solutions.
But as unexpected is our membership in this unique community, so too are the partners, like you,
whom we find at our sides and with whom we will find the answers we need. @
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(Cont'd from Cover)

This is a credible and invaluable resource for these clinicians. Families (and physicians
and scientists) can also join BSF at various regional outreach meetings held throughout
the US, Canada, the UK, Europe and South Africa. BSF’s next outreach meeting will
be held in Brockton, MA on August 17-20, 2007. For more information, please visit our
website at www.barthsyndrome.org.

At the end of 2006, Family Services
was working closely with the families
of 107 individuals living with Barth
syndrome and an additional 22 families

INDIVIDUALS WITH CONFIRMED
DIAGNOSIS, KNOWN TO BSF

120 awaiting diagnosis. Among those we
100 now serve are 13 affected individuals
80 over the age of 20, one of whom is 45
... A remarkable demographic in

60 comparison to the early data which
40 described BTHS as a disorder fatal
20 during infancy! Our support services
o are changing to accommodate the

concerns of young men, some of
whom have families of their own.

2000 2001 2002 2003 2004 2005 2006

BSF ConFerence: JaN KUGELMANN, PRoGRAM LEAD

2006 was a Conference year for BSF (we hold international conferences with tracks for
scientists, physicians and families every two years). Our last Newsletter detailed the
great success of the Third International BSF Scientific, Medical and Family Conference
held in July 2006. Our Conference is one of the centerpieces of BSF’s programs, as it
brings our many research grant recipients together with scientists from premier research
institutions around the world. It joins the science of the researchers with the bedside
experience of the physicians attending our boys to develop and document improved
treatment protocols. BSF’s Conference also brings the many affected families together
to attend two days of medical clinics and discussions on the progress made by the
scientists. This increased knowledge about the complex, multi-system disorder the
families face daily is critical. There also is a chance to connect with other families —
their fellow voyagers on a lifetime trip for which none had made a reservation. These
connections are invaluable as they build trust, lend crucial emotional and practical
support, cement what might otherwise be unlikely friendships, and re-charge our
collective enthusiasm for the work ahead.

Science ano Mebicine: MATTHEW J. TotH, PuD, BSF SciENnce DIRECTOR

Professional Science Director Hired

As has already been reported in a previous newsletter, one of the great advances made
by BSF in 2006 was the hiring of a professional Science Director to oversee and further
stimulate all of our science and research programs. In an effort led by Kate McCurdy,
Matthew J. Toth, PhD was recruited and began with BSF in July 2006. Matt has a PhD
in microbiology from MIT and nearly 20 years of very relevant experience in the
pharmaceutical industry. He has already proven just how beneficial it is to have someone
with his background and perspective on our team full-time, and he also has shown
repeatedly that his personal qualities are a perfect fit with BSF as well. We are truly
delighted to have him with us, and we know we will continue to see the very positive
results of his involvement.

(Cont'd on page 4)
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BSF Affiliates
The Barth Syndrome Trust
(United Kingdom & Europe)
1 The Vikings
Romsey
Hampshire
S051 5RG
United Kingdom
Telephone: +44(0)1794 518785
E-mail: info@barthsyndrome.org.uk
Website: www.barthsyndrome.org.uk

Barth Syndrome Foundation of Canada
1550 Kingston Road, Suite 1429
Pickering, ON L1V 6W9

Canada

Telephone: (905) 426-9126

E-mail: inquiries@barthsyndrome.ca
Website: www.barthsyndrome.ca

Barth Trust of South Africa

49 Abelia Road

Kloof, Pinetown

3610 Natal

South Africa

Telephone: 082-465-1965

E-mail: jthorpe@barthsyndrome.org

Website: www.barthsyndrome.org/
South_Africa.html

BSF’s newsletter is designed for educational
purposes only and is not intended to serve
as medical advice. The information provided
within this newsletter should not be used for
diagnosing or treating a health problem or
disease. It is not a substitute for professional
care. If you suspect you or your child(ren)
may have Barth syndrome, you should
consult your health care provider.

All submissions and correspondence re-
garding the newsletter should be directed to
Lynda Sedefian, Newsletter Editor, at:
Isedefian@barthsyndrome.org.
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Science ano MEepicine (cont'd from page 3)

Medical Database and BioRepository

The first substantive “deposits” were made into the Barth Syndrome Medical Database and BioRepository during the BSF
Conference in July 2006. Dr. Carolyn Spencer is leading the first comprehensive effort to gather and document the many
puzzling aspects of this complicated medical disorder. Dr. Spencer and the University of Florida have a multi-year grant from
BSF to create the largest longitudinal database with matched biological samples (including DNA and cell lines) on Barth
syndrome in the world. The existence of this database and its samples, along with the availability of research grants from BSF
and larger institutions such as the National Institutes of Health (NIH), will attract new researchers to study Barth syndrome
and accelerate research already under way. Dr. Spencer published a peer-reviewed article demonstrating the value these type
of data can provide to inform physicians and healthcare providers about little known risks associated with BTHS. Her article
addressed the prevalence of tachycardia in many Barth syndrome patients and demonstrated the benefit of implantable
cardiac defibrillators to counter this risk — a finding that will undoubtedly save lives.

BSF’s Research Grant Program

In early 2006, BSF’s research grant program awarded five
grants totaling $163,801 to researchers in Canada, Japan and
the US, which brought the total number of grants awarded by
BSF through 2006 to 19, representing over $640,000. The
details of these awards were described in Volume 6, Issue 1

ANNUAL SPENDING ON PROGRAM SERVICES

$600,000 of BSF’s Newsletter. Earlier this year, BSF made additional
$500,000 awards of over $309,200 to seven researchers in the US, Japan
$400.000 and the Netherlands, raising the total of grants awarded by
BSF to just under $1 Million. To date, BSF research grants

$300,000 have resulted in 17 articles that have been published in peer-
$200,000 reviewed medical journals, and stimulated additional, much
$100,000 larger research awards from institutions such as the National
5 Institutes of Health (NIH), American Heart Association (AHA),
2002 2003 2004 2005 2006 and United Mitochondrial Disease Foundation (UMDF). Our

strategy of awarding small (under $40,000) “seed” grants to
attract new researchers to the field of Barth research and to
stimulate greater investment by larger funders is clearly
working!

PHysiciAN AWARENESS: STEVE KUGELMANN, PROGRAM LEAD

As Dr. Colin Steward, a Pediatric Hematologist at Bristol Royal Hospital for Children in Bristol, England has written, “/
vehemently believe that geneticists, cardiologists, haematoligists, neurologists (muscle clinics), metabolic specialists and
general paeditricians need to be aware of this disease. Only then can we reduce the risk of death through sepsis and heart
failure, and offer carrier detection and antenatal diagnosis most effectively to affected families.” Physician awareness can
mean survival for a newly born, affected boy. BSF continues to work to increase awareness through our newly re-designed
website, the BSF Conference, participation in NIH meetings, the articles, presentations and posters written by our research
grant award winners, and by setting up the BSF Booth at medical conferences. The booth is manned by BSF family volunteers,
as well as members of our Scientific and Medical Advisory Board, when possible. We are often the only such booth in
attendance and usually draw a fair amount of attention. In 2006 we attended 3 major medical conferences.

CommunicaTioNs: LynpA SEDEFIAN, PROGRAM LEAD

We publish this Newsletter twice each year. It is one of our two broad scale communications vehicles (the other being our
website). Our publications team strives to make it readable, engaging and informative for all of our various constituencies and
it has been cited as a model by a number of other rare disorder groups.

In November we unveiled our newly redesigned website to provide broad, multi-language access to the single largest source of
articles, reference materials, guidelines and information on Barth syndrome in the world. Visits to our website have been
growing at a rate of over 38% per year since 2002, and this year exceeded 100,000, including for example, a record number of
requests for information from students who selected Barth syndrome as the topic for their science report. To respond to this
newfound interest in the disorder we have created a document which addresses the most common inquiries of these students.
Pay us a visit at www.barthsyndrome.org!

(Cont'd on page 5)
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(Cont'd from page 4)

OuR VOLUNTEERS: SHELLEY BowEN, PRESIDENT oF BSF

And now for the most amazing part! None of these accomplishments could have been achieved without the dedicated effort of
our incredible volunteers. Today, BSF serves 107 affected families around the world, and countless others awaiting diagnosis or
still agonizing over the unexplained symptoms threatening their children. Our families are separated by miles and kilometers,
state and national boundaries, languages, medical systems and cultures. Barth Syndrome Foundation and its affiliates tie us all
together via the internet, phone, this Newsletter, periodic meetings, and the BSF Conference. Our only employees are our
President, Science Director and Executive Administrative Assistant. Many of our volunteers are family members who have a
direct stake in the success of BSF’s programs. But there are many others who have been inspired by the spirit of those families
who are determined never to give up their search for a treatment and cure for Barth syndrome and a better life for their families,
free from a disorder that revisits generation after generation. These are our volunteers, in the US, Canada, South Africa,
Belgium, France, Italy, Portugal, the Netherlands, the UK, Australia and around the world, giving their time, optimism, energy
and talent to a common vision — a future free from the threat of Barth syndrome. Our accomplishments are truly a reflection of
teamwork at its finest. We are grateful to all who have donated their time and their service to our cause.

In October of 2006, 20 of these volunteers gathered together to plan the International Barth Syndrome Foundation’s next five
years. This is an extraordinary group, impatient for progress, driven to make life better for our children, and focused on the
future. But on the first night Shelley Bowen and Lynda Sedefian rolled out a 20-foot scroll depicting a timeline of our accomplish-
ments dating back to our first informal family meeting in Baltimore in 2000.

You ARE ALL OUR VOLUNTEERS!

Every family that donates blood, tissue, DNA and medical information in support of our medical database and biorepository;
every scientist who works into the night in his or her lab striving to unlock the mysteries of the TAZ gene and Barth syndrome;
every physician who takes time after work to search the thousands of pages of medical literature for an insight into the unique
and sometimes frightening symptoms experienced by our children; every donor, touched by their personal connection to a
Barth family and their faith in the ability of the International Barth Syndrome Foundation to make a real difference; and every
family member and friend who raises money, visits medical conferences to increase awareness, writes an article for this
Newsletter, helps build the BSF website, edits or translates a brochure, plans and organizes an outreach meeting, a clinic or the
BSF Conference, reviews research grant proposals and insures that BSF’s research investments are truly advancing our
scientific understanding, or picks up the phone or sends an e-mail to another family looking for advice, counsel or simply a warm
voice re-assuring them that they are not alone. Each and every one of you are our volunteers. We can never have enough of your
time, your devotion and your dedication. And we can never thank you enough.

Our British families and friends will forgive us for borrowing a quote from Winston Churchill: “Never... was so much owed by
so many to so few”.

FiNnaNciAL GROwWTH, Too!
s Ba’gt‘ fV“d":m::":“_?at'°"’ L By every financial measure, The Barth Syndrome Foundation
atement of fictivities had a good year in 2006. We raised over $1 Million in
For the Years Ended December 31 oo . . . .
contributions, doubled our investment in program services while
2006 2005 keeping our administrative costs essentially flat, and increased
Public Support and Revenue Net Assets to over $2.3 Million. But what does it all megn?
Contributions $ 1018888  $ 1,444,539 Why should we all be very proud of what we are all creating
Other $ 66816 5 21802 || together here? Let’s take it one step at a time.
Total Support and Revenue $ 1,085,704 $ 1,466,341
Expenses Administrative Costs
Program Services $ 550,838 $ 276,544 ; ; ; R
Management and General s 08875 3 90655 Ch_anty watch<_jogs (including th_e IRS and the 13 states with
Fund Raising $ 4115  $ 14,900 which BSF registers each year) rightly focus on the percentage
Total Expenses $ 653,828  § 382,099 of funds raised that go toward non-program (i.e. Management
Chande in Net Assets s 431876 $ 1084242 and General plus Fundrausmg) expenses. For2007, this f|gure
Net Assets - Beginning of Period $ 1897278 § 813,036 was 10.1%, up from the prior year of 7.3% but well within
. acceptable standards. BSF continues to run a tight ship!
Net Assets - End of Period $ 2,329,154 $ 1,897,278

(Cont'd on page 6)
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(Cont'd from page 5)

GRrRowING CONTRIBUTIONS AND FUND BALANCES
Near Record Contributions in Fundraising: Leslie Buddemeyer, Program Lead

GROWING CONTRIBUTIONS AND NET ASSETS

2002

2003 2004 2005

‘-Contributions —o— Net Assets ‘

2006

We raised $1,018,888 from over 660 contributors in 2006 —
second only to 2005 when we kicked off our long-term Science
and Medicine fundraising effort and received a number of

$2,500,000
particularly large donations. In 2006, 18 donors gave BSF
$2,000,000 + more than $10,000 each — they are our “Super” Stars on our
$1,500,000 -+ Power of Kindness section within this Newsletter (pgs. 8 thru
$1,000,000 -+ 10).
$500,000 . ] l In every case, donations came to BSF because someonein a
$- 1 1 family affected by Barth syndrome, or a friend, asked for a

donation.

* Tom and Laurie Monahan and their friends in Brockton, MA continue to be strong BSF supporters with multiple
fundraisers in the past year!

¢ Gary Rodbell, BSF’s Ironman, and his friends used their interest in triathlons to inspire their friends to contribute over
$310,000 to BSF last year!

* John and Liz Higgins invited their friends to the Third Annual Bowling for Barth fundraiser, had a great time and raised

money for BSF at the same time. Mark your calendars, the Fourth Barth Bowlathon is scheduled for October 13,
2007!

Joyce Lochner’s friend Nina Rivers made a beautiful Barth Quilt and Joyce and the Barth kids auctioned it off at the
BSF Conference in July.

Randy Buddemeyer and his colleagues at C.B. Richard Ellis in Florida sponsored a golf tournament that raised
$20,000 for BSF from their friends and business associates. They asked 144 of their friends and business associates
to enjoy a great day of golf and help BSF... and every tee time was taken.

Scott Oldewage continues to work with his employer Ed Pace and Lake City Trucks in Utah to raise funds through
employee giving. Ed Pace then matches everything his employees give to BSF and adds his own generous contribution
each month. This program and others like it are becoming major sources of contributions for BSF!

Sue Wilkins and her mother, Paula Varner, continued to write to and personally ask family friends to support the
Woody Varner Science and Medicine Fund, named after Sue’s dad and John’s grandfather. They raised an additional
$57,000 for BSF in 2006.

Eighty-six members of the Congregation of St. John’s Church in Larchmont responded to the Church’s Easter Appeal
and contributed over $53,000 to BSF. The McCurdy family was the link between the St. John’s and Barth communities
and Steve McCurdy spoke from the pulpit about the strength and support that the family drew from each of these
groups.

The McCurdys have also written an annual letter to their friends, family, school classmates and business colleagues
to tell them about the progress BSF was making and the importance of BSF to their son Will’s life. For seven years,
their friends have remained faithful and increasing supporters of BSF — an expression of love and support for which the
family is forever grateful.

It's increasingly clear. The Barth families and their friends have a powerful story to tell and everyone benefits whenever the
story is told. People want to help. And in 2006 they did so by contributing over $1 Million to BSF. Thank you all!

We would also like to thank the volunteers in our fundraising committee, Laurie and Tom Monahan, John Higgins, Scott and

Casie Oldewage.

(Cont'd on page 7)
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The Barth Syndrome Foundation, Inc. GRrowING NET ASSETS . .

Statement of Financial Position Another area that properly draws attention is our growing Net
At December 31 Asset position. Our Net Assets grow when we do not spend
all of the money we raise and fall when we spend more than
Assets 2006 2005 we raise. BSF has been fortunate to have had a number of
T Current Assets $ 2460331 $ 2,053,960 very successful fundraising efforts in past years and has been
Other Assets $ - able to grow our programs as a result. However, the Board is
Total Assets § 2460331  § 2,053,960 mindful that BSF is still a small foundation, supported almost
entirely by volunteers. Fundraising can vary significantly from

Liabilities $ 131,177 $ 156,682 year to year.

Net Assets

Unrestricted $ 1,939939  $ 1,870,488 For this reason, as you may recall from previous newsletters,
Temporariy Restricted $ 3825 § 26790\ BgF’s Board launched a multi-year Science and Medicine
Total Net Assets $ 2320154  $ 1,897,278 fundraising campaign with the objective of pre-funding our
Science and Medicine programs through 2015. These
| Total Liabilities and Net Assets $ 2460331 $ 2083960 nrograms (including our annual Research Grant program, the

Barth Syndrome Conference, the Barth Syndrome Medical
Database and BioRepository, our physician awareness

program and a series of scientific and medical meetings sponsored by BSF) are on-going, and we do not want them to slow
or stop. Momentum is an important ally and we want it working for us, not against us! BSF’s Net Assets are “insurance”
against the loss of scientific and medical momentum in future years should annual fundraising fall short or extraordinary
opportunities to invest in new advances come up, and we hope that they will continue to grow in years to come.

In terms of budgeted Science and Medicine Program costs, our current Net Assets should just about cover these programs for
the next four years. We still have $3.6 Million more to raise for Science and Medicine if we are to achieve our goal. In the
meantime, these funds are invested and should produce approximately $115,000 in interest earned in 2007, which can be

used to offset our administrative costs.

@

WITH DEEPEST APPRECIATION

Atlong last, it can be acknowledged. BSF has recently been given permission to publicly identify our devoted “Anonymous
Donor” who has supported BSF since our very first year. The friend and supporter is The Annenberg Foundation in
Pennsylvania. The Annenberg Foundation has a long history of identifying and supporting causes that truly add to the
fabric of American society. As defined by Ambassador and Mrs. Walter Annenberg, the Foundation’s focus includes:
Education and Youth Development; Arts, Culture and Humanities; Civic, Community and the Environment; and Health and
Human Services. In line with Ambassador Annenberg’s lifetime interests, the Foundation’s Mission is “Advancing public
well-being through improved communication.” You can learn more about the Annenberg Foundation at
www.annenbergfoundation.com.

BSF came to the attention of Mrs. Annenberg and the Annenberg Foundation through her strong personal connection with
Mary Baffa and the Baffa Family. Her concern for Kevin Baffa’s well-being extended generously to the Barth Syndrome
Foundation, and The Annenberg Foundation has been a key donor to BSF in every year since our founding. Support from
such an established and well respected donor has inspired us all to set very challenging goals and then given us the
confidence to achieve or exceed them. We know we have a marathon in front of us, but the race is a little bit easier when
we have such a strong and caring running mate. We are all eternally grateful and look forward to the support of the
Annenberg Family and the Annenberg Foundation for many years to come.
2)
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Power of kindness

(Contributions donated since January 20006)

WOODY VARNER FUND

Stars ($5.000+)

Andersen, Harold/Marian

Daugherty, Robert

Dillon Foundation

Mawby, Mr./Mrs. Russ

Richard & Virginia Voell Family Fund
Suzanne and Walter Scott Foundation
Wilkins, Dr. Mike/Sue

Yanney, Michael/Gail

Angels ($1,000-$4,999)

Abel Foundation

Brehm, Russell/Louise

Budig, Gene/Gretchen

Cheatham, Dr. John

Cheatham, Dr. John/Linda

Ewing Marion Kauffman Foundation

Raun, Robert/Eileen

Swanson Biggs Adams Family
Foundation

Tinstman, Dale/Jean

Varner, Paula

General Contributions ($50-$999)
Acklie Charitable Foundation
Allman, Peter/Maureen
Allman, Tom/Jane

Basler, Dr. Rod/Debbie
Beynon, Dave/Liz

Bingham, Dr. Dave/Kathy
Buckley, Les/Nancy
Burmeister, Charles/Marita
Campbell, Bob/Candy
Chapin, Lee/Barb

Deeter, Doug/Leslie
Dimon, Gerry/Kit

Dittman, Alice

Fairfield, Terry

Farrar, Doug/Shawn
Firestone, Dave/Jane
Gelber, Dr. Ben/Elaine
Hayes, Dorothy

Haessler, John/Nancy
Hedgecock, Norm/Debbie
Henricks, Dr. Bruce/Peggy
Hoppe, Claire

Hurlbut, Dr. Greg/Sheri
James & Ann Rawley Fund
Kaiser, Matt/Bridgette
Keating, Barbara/Con
Kenyon, Barbara/Allan
Kiechel, Dr. Fred/Vivian
Koefoot, Dr. Bob/Maxine
Lacy, Dr.Sushil/Jane
Lauerman, Jim/Meg

Lehr Family Trust

Lincoln Community Foundation
Linder, Dr. Max/Pat
Massengale, Dr. Martin/Ruth
McClendon, Joe/Lynn
Minnick, Gates/Daisy
Nelson, Scott/Teri

Norris, Dr. Mike/Mary
Olson, Loy/Julie

Osborne, Dr. Tom/Nancy
Otte, Rob/Carolyn
Pederson, Steven/Tami
Pittenger, Jim/Julie

Rawley, Ann

Roskens, Ronald/Lois
Roth, Dr. Bob/Marcia
Schorr, Paul/June
Seacrest, Gary/Sue
Shamblin, Dave/Sue
Shreve, Bill/Linda
Sonderegger, Kurt/Sue
Sonderegger, Ted/Mary Ann
Spurrier, Hal/Nancy

Stohs, Dr. Gene/Kristen
Stuckey, Scott/Nancy

Tegt, Dr. Tom/Barb

The Kubly Family Foundation
Thompson, Art/Carol
Tornello, Joe/Marie

Varner, Judy

Varner, Tom/Beth
Whitehead, Bus/Jeanne
Wilkins, Dr. Jerry

Wilkins, Dr. Lee/Kristi
Wilkins, E. Joanne
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SCIENCE/MEDICINE FUND

Stars ($5.000+)

Annenberg Foundation

Bailey, Clarke/Patricia (The Patricia
& Clarke Bailey Foundation, Inc.)

Barad, Seth/Amy

Barth Syndrome Foundation of
Canada

Barth Syndrome Trust (UK & Europe)

Bealight Foundation

Blumenthal, Richard/Cynthia

Campbell, Deborah/Anthony L.

Cusack, Tom/Carrie

Evoy, Larry/Sally

HFP Holdings LLC

Ledecky, Jonathan

Lewis, Rusty/Jane (Lilliput
Foundation)

Lindsey, Mr./Mrs. John (Sara and
John Lindsey Foundation)

Lummis, Dr. Fred/Marliyn

McCurdy, Steve/Kate

Mencoff, Samuel

Pierson, Allene/Dr. Richard

Russell, Dr. Paul/Allene

Sherlund, Janet/Rick (The Sherlund
Family Foundation)

The Doug and Julie Ostrover
Foundation

Angels ($1,000-$4,999)

Episcopal Churchwoman of St. John’s
Church

Geary,Ann

Greene, Dorothy

Hall, Gregory/Candace

Hart, Dana

Hoffman, Laura

Kimberlin, Kevin/Joni

Kverland, Juliette/John H.

Matelich, Susan/George

McCormack & Associates

Neff, George/Elizabeth

Shapiro, Earl & Brenda

Stuka, Paul & Katherine

Vaisman, Beth/Natan

Vardell, James, Elizabeth

Welcome, Michael/Carolyn

General Contributions ($50-$999)
Amlicke, Thomas/Susan
Bennitt, Peter/Sonita
Berry, Rick/Carla
Brenner, Andrew/Kathleen
Chrystal, Margot
Comerford, James
Corwin, Burton
Dibble, Priscilla
Dorsey, Joseph/Sheila
Eliet, Francois/Jane
Forsyth, John
Fuller, James/Barbara
Gallaher, Carolyn
Gallaher, Kathleen
Garrity, Jonathan /Caroline
Gray, William/Melany
Hall, Diane/Russell
Hazen, Edward /Elizabeth
Hechler, Diana/David
Hiden, Jr., Robert/Ann
Hoylen, Anthony/Julie
Ingram, David/Robin Ann
Jackson, Harry
James, William
Kirkham, D.Collier/Ann
Kneisley, Whitney/John
Leon, Susan (The Leon/Fredman
Family)
Liebenguth, Marilyn D.
Linen, Jonathan
Liscio, Elizabeth/Mark
Lockwood, Joan Viebranz
Lu, Vincent/Kristen
Luckett, Diana
Marks, Michael/Cynthia
Martin, Terrence/Ellen
Maynard, Marilyn
McCreary, Pierce/Betty
McCurdy, William/Virginia
McFee, Wendy
McGranahan, Colin/Carrie
McMichael, Carolyn/Howard
Minniti, Suzanne

Morganstern, Marc/Louise
Nicoll, Thomas/Mary E.
O’Connell, J. Ryan/Janet
Panno, Leonore/David
Parlato, Carolyn/Charles
Plumez, Jean Paul/Jacqueline
Purcell, Robert/Jaqueline
Rubin, Dr. Nina/Thomas
Schlosser, Alfred/Jacqueline
Schulz-Heik, Patricia
Schwendener, Paul
Shontz, David/Hilary
Skinner, Adrienne

Smith, J. Tucker

Smith, James/Susan

Taleb, Cynthia/Nassim
Taussig, Nancy/Tim
Ulmer, Charles

Viebranz, Elaine
Wacksman, Jeffrey/Margo
Watt, Richard/Gillian
White, Thomas

Woods, Carol Turnbull
Yocum, Lucy/Edward

GENERAL FUND

Stars ($5.000+)

American Express Foundation

CB Richard Ellis

Children’s Heart Federation

Holman Enterprises

House, David/Jan

Janus Foundation

Lein, Jayne/Lawrence

Lummis, William/Dossy

Malkin, Mr./Mrs. Peter (The Malkin
Fund, Inc.)

Pace, Ed (Lake City International
Trucks, Inc.)

Sattar, Anis (Fergasam Garment
Industries Ltd.)

The Frill Foundation

The Lebensfeld Foundation

Angels ($1,000-$4,999)

Alisberg, Andy/Susan

American Express Gift Matching

BD Corporation

Bauer Family Foundation

Bruge, Muriel/Laurent

Buly, Dr. Robert/Lynne

Chang, Kim (TKNY Group, Inc.)

Chenault, Kenneth/Kathryn (The Ayco
Charitable Foundation)

Coldstream Hills Winery, Victoria,
Australia (Staff)

Crittenden, Gary Lewis

Dannels, Richard/Therese

Davis, Martha

Fowler, David/Susan

Fox, Steven/Linda & Family

Fried, Frank, Harris, Shriver &

Jacobson LLP

Full Force Production, LLC

GlaxoSmithKline PLC

Gold, Abe

Grose, Madison

H.S.A. Andover, Staff

Johnson, Deloris/Malcolm

Kavetas, Mrs. Harry (The Harry L.
Kavetas Family Fund)

Kelley, Alfred/Peggy

Lake City Idealease, LLC

Makihara, Jun (Makihara Foundation)

McFee, Wendy

McKown, Christopher

Melrose, David/Patricia

Michaud, Steven J.

Monahan, Tom/Laurie

Monetti, Dorothy

O’Shaughnessy, Melissa

Osnos, Susan/Peter

Palmer, Kirk & Associates

Papone, Aldo/Sandra

RBS Grennwich Capital Foundation,
Inc.

Randolph, Dr. Peter/Helen

Rodbell, Arthur/Rhoda

Rodbey, Mitchell

Rodidour, Monique

Rotary Club of Basingstoke

Rothschild, Adam/Kathy
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Rounsavill, Bruce

Said, Klaus T.

Sanborn, Noel/Virginia

Schlossberg, Martin (Castle Hill
Apparel, Inc.)

Taussig, Nancy/Tim

Thelemaque, Gladys

United Space Alliance

Winston, Laura

General Contributions ($50-$999)

Abbey National Employment Services,
Inc.

Abbonizio, Leita

Abeita, Jr., Ernest

Adams, Sandra

Adlam, Dr. James/Patricia

Ahmad, Christopher

Akabas, Seth/Meg

Akabas, Sharon/Miles

Allen, Dr. Answorth

Ambac Assurance Corporation

Amlicke, Thomas/Susan

Andersen, Steven/Deborah

Anderson, Allanna/Tommy

Anderson, Debra

Anderson, Scott/Karen

Andrews, David/Ellen

Anonymous

Antomarchi, Eva

Anderson, Allanna/Tommy

Asaff, Ernest/Colette

Azar-Kuhn, Laura

BNS Consulting, Inc.

BRJLC, LLC

Baffa, Ted/Rosemary

Bailey, Barbara/Scott

Bakst, Alan/Lauren

Bancroft, Rev. Frank

Band, Rachelle/David

Barrett, James

Barsky, Allan/Adelle

Bartels, Kenneth

Bass, Ira/Michael

Bater, Jennifer N.

Bell Caravan Park

Berens, Wayne/Harriet

Berkowitz, Robert

Berland, Leslie/Jonathan

Berridge, Mary

Berzins, Robert/Mara

Bez, Ann

Bialo, Katherine/Kenneth

Bienstock, Gregg/Beth

Bierly, Tyler/Aviva

Bigger, Dr. J.T./Susan

Bileca, Michael

Bill and Melinda Gates Foundation

Bina, David

Blaber, Jr., William

Blumenfeld, Philip

Boachie-Adijel, Dr. Oheneba

Boccella, Kara/Michael

Bogert, Nicholas/Sally

Bognato, Bridget

Bogner, Eric

Bonstell, Stephanie

Bowen, Shelley/Michael

Bradley, Robert/Margaret

Bradley, Robert/Nancy

Bradt, Meg

Brefka, Cornelia

Brennan, Brigid

Brevard County Pro. Firefighters

Brewer, Gerilyn

Brody, D.W./Tracy

Brooker, Michele/Bradford

Brown, Tom/VanBuren, Missy

Brusel, Charlotte

Briitzel Family

Bucci, Erika/Michael

Buddemeyer, Donna

Bull, Lyn

Bull, Sarah/Dave

Burean, Thomas

Burgess, Larry/Charlotte

Burkett, Marcia/Bradford C.

Burt Trimmings Co. Inc.

Burtis, Cleo

CDG Enterprises Inc.

Cacciola, Nicholas

Cahaney, Gail

Cain, James/Rita

Caldwell-Krumins, Elaine

Calvo, Jorge/Beatriz

Cambre, Dr. Tel/Santon, Sue

Campbell, Larry

Capone, Thomas/Debra

Carroll, Ann/Robert

Castania, Carol

Cavanaugh, Matthew/Alice

CenturyTel

Chisholm, Dr. Mary Francis

Chodock, Robert L.

Cingular - Matching Gift Center

Ciulla, Patricia

Cohen, Chuck (RBTrends
International Inc.)

Cohen, Peter

Cohen, Richard/Shirley

Commercial Property Services

Community Health Charities of
California

Concannon, Maura/Richard

Corbin, I. Jeffrey

Cordasco, Frank

Coyman, Debra

Crowley, Charles/Diane

Crowley, Peter/Gretchen

Culton, John/Patricia

Curry Jones, T.

Cushmore, Patricia A.

D & A Building Services, Inc.

Dable, Ron/Stacie

Dalton, John

Damin, Marco/Michaela

Daniels, Daniel

Davis, Mary Howe

Dearstyne, Lou

Deland, Dr. Jonathan (Hospital for
Special Surgery)

Dispatch Transportation Corp.

Dix, Glenda/Lee

Dobbs, E.

Domnitch, Jay

Donnalley, Jennifer

Dracos, Frank Jonathan

Drattell, Jason/Maria

Eda, Nancy

Edmonds, Dr. Chris

Eisenberg, Lee/Lisa

Emerson, Saffrone

Emery, Jonathan/Suzanne

Engel, Frederick/Ruby

Epstein, David

Epstein, Howard

Epstein, Paul

Fairchild, Carl/Julie

Falken, Marlene/Michael

Fanelli, Peter/Theresa

Farrell, Susan/Tim

Fast, Eric Carson

Feldman, Laura/Paul

Feldman, Richard/Rosalyn

Fenn, Greg

Ferrara, Jason

Ferreira, Roberto/Gabriela

Fields, Elyse

Finn, Judith

Fischer, Deborah

Florence, David/Elizabeth

Floyd, Julie/Edmond

Flynn, Clare

Foote, Deidre/Ray

Fowler, R. Dean

Francavilla, Theodore

Franklin, Peter/Dorothy

Frost, Gemma

Frost, Mike/Angie

Frost, Tracy

Fuller, Judith

Fulton, Fergie/Elizabeth

Funk, Thomas

G &R Jewelry

Galper, Aleksandr/Nicole

Gambino, Thomas

Gardiner, Timothy/Nancy

Garzona, Maria

Gass, Linda

Gaynes, Barbara/Davis

Geithner, David/Christine

George, Barbara/Drew

Gerfen, Henry

Gerszberg, Richard

Gewitz, Dr. Michael/Judith

Gibbs, Richard/Jennifer



Power of kindness

(Contributions donated since January 20006)

Gilmour, Lorraine

Gisondi, John

Gitelman, Melissa/Silverman, Steven

Glauber, Michael

Glasgo, William Merrill

Glenn, William H.

Golden, Kate (Changing Our World,
Inc.)

Golden, Louis

Goldenberg, George/Arlene

Gonzalez, Dr. Iris/Paul

Goodman, Diane/Robert

Goodwin, William/Virginia

Gordon, Mitchell

Goytizolo, Enrique

Grabarz, Jillian

Grech, James

Greenberg, Miriam

Greenberg, Stephanie Owitz

Gress, Emil/Natalie

Guerrero, Gisele

Gutman, Phyllis

Gutterman’s Inc. - Woodbury

HM Revenue and Customs, S Wales,
Staff

Halbur, Annette

Halterworth Primary School, Staff and
Pupils

Harmon, Stanley/Yvette

Harris, Jesse

Hartog, Phillip

Haub, Liliane/Christian

Helfet, Dr. David (Hospital for
Special Surgery)

Henkel, Eleni/Peter

Hennessey, Mary Alice/Michael

Herbsman, Jonas/Lori

Herr, Katherine V.

Hildebrandt, Julia

Hillel, Susan/Pavel

Hobbins, Antonia

Hoffman, Laura B.

Hoffman Watson Foundation Inc.

Holly, Peggy M.

Holtzman, Jeffrey/Mari Lee

Holzberg, Ellen Raskin/David

Huang, Russell

Hubby, Pamela

Ingersoll, Jared

Irving, John/Emily

Isaac, Paul/Karen

Isaacs, Frieda/Lewis

Jacobs, Marianne

Jaeger, Lawrence/Ericka

Jaimes, Eneida

Johnson, Benjamin & Family

Jurkowitz, Daniel/Amy

K Studio

Kahler, Timothy/Judith

Kahn, Richard

Katz, Norma

Kalange, John/Teresa

Kaliner, Howard/Lee

Kalish, Geoffrey

Kang, Lana

Karofsky, Harvey

Karp, Dr. Harold

Karp, Dr. Julie

Karp, Wendy/Matthew

Karr, Dr. Richard

Katz, Norma

Kearns, Richard/Katherine

Kelly, Dr.Anne

Kelly, Rebecca

Kemp, Patricia/Philip

Kennedy, Halisey/Holly

Kennedy, Yongyong M.

Kenney, David (Digitas)

Keswani, Raj/Laura

King, Richard/Cheryl

Kirk Palmer & Associates, Inc.

Kizer IV, J. Buffington

Klebanen, Peter

Klindienst, John

Klockner, Daniel/Nancy

Knights of Columbus

Koster, Adri

Krayton, Lillian

Krevans, Deena

Kron, Kurtis/Stacy

Kronish, Jan/Myra

Kugelmann, Peter/Karen

Kugelmann, Steve/Jan

Kuhl, Phillips

Kviss, Amy

Lambert, David/Ann

Landa, Dr. Lloyd/Jeanette

Larkin, Andrew/Denise

Larkworthy, Jane

Lederman, Sarah/Seth

Lee, Angela (Darian Group Inc.)

Lee, Gayle

Lee, John/Marguerite

Lehrer, Tracy

Lestingi, Erika M.

Lever, Charles/Beverly

Levine, Dr. Arnold

Levine, Steven (The Mogil Group
North LLC)

Levy, William

Libo, Andrew

Lichte, Eric/Marie

Lind, Michael R.

Lloyds TSB Foundation for England
and Wales

Lochner, Joyce

Lochner, Keith/Christine

Lochner, Suzanne

Lowy, Alison

Lyden, Dr. John

Maalouf, Daniel

Mabie, Margot/James

Magid, Steve

Malkin, Louisa

Mancino, Rosemary/Angelo

Manson, W.B./Constance

Manton, Sonia

Marache, Herbert/Karen

Marks, Stewart/Julienne

Marsh, John/Jennifer

Martin Electronics

Mayers, Bruce

Maynard, Dr. Edwin/Elizabeth

McAleer, Rose Mary

McClintock, Michael/Cynthia

McCormack, Susan

McCurdy, Chris/Kris

McCurdy, John/Sharon

McDonnell, Diane D.

McElroy, John/Susan

McGrail, Sean

McKenna, Mary/Kevin

McSherry, Michael/Sheryl

McSkimming, M

Meighan, Paula

Memtsoudis, Stavros

Mendrzycki, Edward/Catherine

Merritt Island Printing Co.

Mesh, David/Pat

Michaud, Steven/Yoko

Microsoft Matching Gifts Program

Minor, Walter

Mixter, Stephen/Elizabeth

Moed, Andrew/Kim (Symach
Holdings LLC)

Moncure, John

Monetti, John/Rejane

Monetti, Tim/Cathy

Montanaro, Louis/Theresa

Morehouse,lll, L. Clark/Susan

Morris, Antoinette/Ramon

Mosley, Daniel/Heather

Motzkin, Robert

Mueller, Carl/Suzanne

Mueller, Henry

Murphy, Donald/Jane

Murphy, John

Myers, Judith

Nauheim, Dr. J.S./Mae

Nestor, Dr. Brian

Newfeld, Jeff/Beth

Newman, A.

Newman, Leslie

Niblett, Martin

Nichols, Chris/Bill

Norris, Dr. Mike/Mary

Northrup, Bruce/Jan

Nugnes, Betty/Frank

O’Donnell, Terry

Oakley Beaver Scouts

Odouard, Francois

Oldewage, Brant

Oldewage, Scott/Casie

O’Neil, Margaret

Overton Methodist Church

Owens, Pete

Padgett, Dr. Douglas

Pagano, James (Fully Involved Lawn
Service)

Palmer, Kirk/Lori

Paolizzi, Vincent/Celeste

Pare’, Jaclyn

Parent, Kimberly Trowbridge

Patroske, Pat (Ford Motor Company)

Pediatric Neurology of Hudson Valley
PCCL

Pepsico Foundation

Peter and Rosanne Aresty Foundation

Pfizer Foundation Matching Gifts
Program

Pharmacy Technician Enterprises,
Inc.

Philip, Katharine

Pierson, Frank/Nancy

Plappert, Dr. Theodore

Polak, Jenniefer

Positano, Rock

Poulos, Frances

Pressner, Robert/Wendy

Prudential Wexford Realty

Pusateri, Robert

Putera, Jaclyn

Raab, Sheldon/Judith

Rabinowitz, Stephen

Randell, Dr. Jay/Amer

Randolph, Gregory

Ranish, Dr. Melvyn/Carol

Real Time Lead Generation

Reilley, Dennis/Deanna-lyn

Reilley’s Screen Enclosures

Reise, Alyssa/Jack

Rich, Dr. Richard (Shelter Rock
Orthopedic Group, P.C.)

Richman, Dr. Daniel

Riera, Richard

Rivers, Ray (The Rivers Family
Foundation Inc.)

Roberts, John/Elizabeth

Rodan, Amnon/Katie

Rodbell, Gary/Colette

Rodbell, Mitchell/Elizabeth

Roden, Scott

Rogers, Lawrence/Catherine

Rosario, Sid (Jade Sky Logistics
Corp.)

Rosen, Dr. Alan

Rosen, Mark

Ross, Jane

Rothman, Nancie/Mark

Rotondi, Andrew/Mary Frances

Rozbruch, Dr. S. Robert/Yonina

Russell, Harold/Margo

Russell, Sara/Paul

Sabell, Jeffrey/Francie

Saboeiro, Alesia

Salstry Management, Inc.

Sampson, Hugh/Anne

Sandoval, Dr. Claudio (Pedi Hemato-
NY Medical College)

Sanford, Colin/Katherine

Sarkozi, Jill/Paul

Satler, Stanley

Sauer, Robert/Elizabeth

Schachner, Dr. Holly

Schantzen, John/Sandy

Schreiber, Mary Ann

Schumacher, Dr. Cajsa

Schwartz, Mark/Marie

Schweitzer, George/Kate

Sedefian, Lynda

Segal, Anne L.

Segal, Heather

Sharpe, Tom/Celeste

Sherer, Carroll

Sherer, Peter/Marilu

Silverman, Steven

Silverstein, Heidi/Barry

Sleeper, Emmy Lou

Smith, Dr. Herbert

Smith, Jeffrey/Judi

Snedeker, Frances/Rob

Sofka, Dr. Carolyn

Somekh, Edward/Elizabeth

Sorrento, Nora A.

Spackman, Drena Marie

Spectralink Corporation

Spotts, Dr. Jules

Stalter, Jr., Daniel/Caryn

Stapley, H. Todd
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Special thanks to our sponsors of BSF’s 2006
International Scientific, Medical and Family Conference:

The National Heart, Lung, and Blood
Institute, National Institutes of Health

The Office of Rare Diseases, National
Institutes of Health

Holman Enterprise

Barth Syndrome Trust (UK & Europe)
Barth Syndrome Foundation of Canada
Barth Trust of South Africa

United Space Alliance

USA Employee One Fund

Steigerwald, Ronald/Stein,Victoria

Stein, Derek

Steiner, Candace/Joseph

Steinmetz, Julia

Stenson, Martin/Marie

Stevenson, Robert/Sharon

Strauch, Catherine/Joel

Strauss, Judith

Stuart Dean Co., Inc.

Stuhlreyer, Kim/Tom

Sullivan, Barbara/Bill

Swanson, Stephen

Symington, Jane

Tananbaum, Steven/Lisa

Tansey, Catherine/George

Taylor, Jeanne

Temple-Inland Foundation

The Birnbaum Foundation

The Boca Raton Jewish Learning
Center

The Lord & Taylor Foundation

The Nelson Foundation

The Poggi Family Trust

Thomas, Hilda

Tinsman, Bill

Towncare Dental Partnership

Trammell, Larry/Frances

Trentham, Charlene M.

Triangle Auto, Il

Tribune Entertainment Company

Tsai, Lynn

Tulchin, Nora/David

UBsS

Vernon Rotary Club

Vogt, Kathleen/Michael

Vorgia, Tina-Marie

Walker, Eben

Waterman, Christopher/Marcy

Waters, Martin/Helen

Weichsel, John/Dolores

Weiner, Steven D.

Weiser, Nancy

Weld, Thomas/Nina

Weltlich, Dodie

Wenglin, Barry/Barbara

Werner-O’Brien, Claire

Weston, Emily

Westrich, Dr. Geoffrey

Wharton, Philip/Philippa

Wiernik, Roni/Barry

Wilson, Tracy

Winoker, Sidney/Irma

Winter, Randi/David (GLM
Healthcare Services, Inc.)

Wirco Products Limited

Wolfe, Dr. Scott

Wolff, Richard

Wright, Tim/Marilyn

Yeskey, Dennis

Yudell, Marvin/Barbara

Yudell, Tracy/David

Yun, Darlene

Zamero, Aharon/Orit

Zodda, Francis

Zucker, Danielle/Andrew

Zuo, Dawei

Zweibel, Ingrid/David

Time and Advice
ASI Production Services, Inc.
Adelstein, Dr. Robert
Aikens, Sharonda
Allen, Dave
Allison, Terri
Andersen, Harold
Anderson, Suzie
Anderson, Tommy/Allanna
Annenberg, Leonore (Mrs. Walter)
Antomarchi, Nicolas/Eva
Ashenfarb, David (Schall &

Ashenfarb)
Audio Visual Innovations
Avery, Rhonda
Baffa, Mary
Baffa, Rosemary
Bellamy, Amanda
Barad, Seth
Barth, Dr. Peter
Basingstoke Voluntary Services
Bernier, Dr. Francois
Berry, Carla
Berthy, Julie
Beulow, Nancye
Beyer-Lead, Rick
Biesecker, Dr. Leslie
Blanco, Dr. Patricia
Bolyard, Dr. Audrey Anna
Bonilla, Dr. Mary Ann
Bowen, Michael
Bowen, Shelley
Bowles, Dr. Karla
Brown, Silvia
Bruge, Muriel/Laurent
Bryant, Dr. Randall
Buddemeyer, Leslie/Randy
Bull, Dave
Bull, Sarah
Buly, Bob/Lynne
Butera, Jaclyn
Byrne, Dr. Barry
Callahan, Barbara
Callahan, Lynn
Canessa, Dr. Roberto/Laura
Carvalho, Marlene
Carlson, Tony
Cassera, Dr. M. Belen
Carter, Kate Casidine
Chapman, Sharon
Chen, Dr. Shuilian
Christodoulou, Dr. John
Clark, Amanda
Colan, Dr. Steven
Coleman, Helen
Coleman, Dr. Rosalind
Condliffe, Cynthia
Corley, Marion
Cortez, Anne
Cox, Dr. Gerald
Crawford, Eleanor/Michael
Crowne, Dr. Elizabeth
Croxton, Linda
Dale, Dr. David
Damin, Marco
Damin, Michaela
Damin, Nori
Dannels, Dick
Dannels, Terry
Davis, Anastasia
Davies, Rob

(Cont'd on page 10)
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Time and Advice (cont’d,

Day, Dr. Jane

De Decker, Dr. Rik

Develle, B.J.

DiMauro, Dr. Salvatore

Doherty-Bigara, Jéréme

Dowhan, Dr. William

Duggan, Adela

Dunbar, Terry

Drinkwater, Paul

Duncan, Peter CPA

Easterbrook, Isabel/Ralph

Elwood, Lynn

Elwood, Rick

Epstein, Paul

Fabian, Joan

Fioole, Johan

Final Focus Productions (Steve
Kownacki)

Fortier, Jodie

Foxon, Kim

Frost, Tracy

Gagnon, Lou Ann

Galbraith, Lois

Ganz, Doug

Gaudin, Herve

Geigle, Dr. Paula

Gemmell, David

Gerszberg, Rich

Geva, Dr. Tal

Gill, Simon at Keens Shay Keens

Gilmour, Lisa

Gilmour, Lorraine

Gonik, Renato

Gonzalez, Dr. Iris

Gordon, Karen

Gravitt, Carolyn

Greenberg, Dr. Miriam

Groft, Dr. Stephen

Guerin, Olivier

Guimarey, llda

Haines, Dr. Thomas

Hall, Colin/Midge

Hall, Dacey

Hall, Teresa

Hancock, Lynn

Harford, Greg

Harford, Larry

Harley, EIma Rhea

Harvath, Dr. Liana

Hawkins, Lawton

Hatch, Dr. Grant

Hauff, Kristin

He, Dr. Quan

Heal, Elisabeth

Henderson, Camilla

Hennekam, Prof. Raoul

Hennessey, Mike

Henry, Anne

Henry, Dr. Susan

Hicks, Sarah

Hintze, Audrey

Hobbs, Mark

Holly, Keli

Holmes, Pam

Hone, Susan

Hope, Christiane

Hope, Michael

Houtkooper, Dr. Riekelt

Jensen, Joanne

Jensen, Dr. Robert

Johnson, Benjamin and Family

Johnson, Linda

Johnson, Kristen

Juico, Eileen

Kacinski, Debbie

Kainer, Daryl

Karp, Matt/WWendy

Kearns, Richard/Cathy

Kennedy, Yongyong

Kelley, Dr. Richard

Kern, Rebecca

King, Bobbie

King, Lynn

Knauer, Bill

Kobayashi. Dr. Toshihide

Kovacs, Dr. Adrienne

Kroon, Dr. Anton de

Kropp, Susan

Kugelmann, Dave

Kugelmann, Irene

Kugelmann, Jan

Kugelmann, Matt

Kugelmann, Steve

Kuijpers, Dr. Taco

Kulik, Dr. Willem

Lamoia, Michelle

Lane, Anna

Langendonck, Veerle van

Lauring, Dr. Brett

Lawson, Lee Ann

Layton, Alanna

Lega, Dr. Ana

Leckford Estate, Stockbridge

Lee, Dr. Ray

Lemettre, Isabelle

Lever, Beverly

Lever, Jeff

Levin, Dr. Gail

Lewin, Dr. Tal

Lewis, Julie

Lo, Dr. Cecilia

Loble, Steve/Hilary

Lochner, Joyce
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Name:

Did you receive more than one of the same
newsletters from BSF? Have we spelled your
name or street wrong? If so, please fill out the
form below and send it along with the incorrect
mailing labels in the enclosed envelope.

Address:

City, State:

Postal Code:

Country:

E-mail:

HEALTH COUNCIL"
Thank you for your patience as we continue to

Standards of Excellence
update our records!
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A global roadmap for Barth syndrome research

(Cont’d from Cover)

Pathogenetic mechanism and genetic suppressors of
Barth syndrome

Mindong Ren, PhD, of New York University, will build on his
previous success of developing a fruit fly model of Barth
syndrome. Atthe July 2006 BSF Scientific/Medical and Family
Conference in Orlando, his presentation of a fruit fly model of
Barth syndrome showed some very useful qualities that a
scientist can use to
tease out how the protein
tafazzin interacts with
other proteins. In a
powerful genetic system
like the fruit fly, Mindong
will be testing what other
mutants can reverse the
qualities he observes
with his tafazzin deletion
flies. This is known as
suppressor analysis in
genetics, and it can show
connections among
proteins/genes which
cannot be seen in any
otherway. This approach
has the potential to
discover many different ways to overcome or correct the tafazzin
dysfunction, which we hope will lead toward finding a specific
treatment for Barth syndrome.

“This approach has
the potential to dis-
cover many different
ways to overcome or
correct the tafazzin
dysfunction, which
we hope will lead
toward finding a
specific treatment for
Barth syndrome.”

Identification of the proteins interacting with tafazzin and
resolution of the consequences of the deficiency of
cardiolipin at the protein level

Frédéric Vaz, PhD, of the Amsterdam Medical Center, will be
using sophisticated molecular techniques to discover what
proteins physically interact with the tafazzin protein. By placing
a mark or tag on the tafazzin protein, Fred will isolate those
proteins that are able to interact with or to stick to tafazzin.
By identifying these “sticking/interacting proteins” we may
discover what other genes may alter or may even correct a
tafazzin dysfunction. These experiments are analogous to
what Mindong Ren is doing with his genetic fruit fly model, but
Fred will be working with protein instead of DNA which requires
different tools and techniques.

The role of phosphatidylglycerol in activating Protein
Kinase C mediated signaling

Miriam Greenberg, PhD, of Wayne State University, will be
using another powerful genetic system, yeast, to probe the
biochemical connections of genes that synthesize the lipid
cardiolipin, the biomolecule most affected in Barth syndrome.
She will be looking into how proteins involved in the cardiolipin
biosynthetic pathway, such as mutations in the tafazzin gene,
turn genes on or off. The results should lead us to understand
how differences in lipid molecules like cardiolipin can give rise
to the different symptoms suffered by Barth patients.

Barth Syndrome Foundation, Inc. / Volume 7, Issue 1

Regulation of cardiolipin remodeling in the heart studied
using a rat model of heart failure

A new investigator to our BSF family, Genevieve Sparagna,
PhD, of the University of Colorado, will be looking into how the
heart is remodeled after suffering from cardiac disease. While
studying a famous rat model of heart disease (the spontaneous
hypertensive heart failure model—SHHF) Genevieve found that
tafazzin protein levels were significantly altered as the heart
repaired itself in a process called remodeling. How tafazzin
contributes to this process of heart remodeling is not
understood, but its relevance to the heart problems suffered
by the boys is interesting. She will be using this same rat
model of heart disease to test whether certain chemical
compounds known to alter the remodeling process can prevent
or reverse these phenomena.

Development of BTHS screening using bloodspots and
HPLC tandem mass spectrometry

Willem Kulik, PhD, also of the Amsterdam Medical Center,
will be critically testing the cardiolipin bloodspot test he and
his co-workers have been developing. This will provide a
second test to determine a diagnosis of Barth syndrome, like
the genetic test. This type of test may also be very useful as
a way to objectively monitor the severity of Barth syndrome.
We know that the lipid cardiolipin is the major alteration
observed in Barth syndrome patients, but we do not know if
this correlates with disease severity. Willem’s work may provide
proof of this correlation, which if true, would also be a way to
objectively measure whether a drug treatment is actually
working.

Early indices of learning difficulties in young boys with
Barth syndrome

On the clinical side of the research, Michele Mazzocco, PhD,
of Johns Hopkins, will be testing the mental abilities of
preschool age boys. Because of the hardships endured by
Barth boys, schooling and intellectual development of Barth
boys may be negatively affected by fatigue and not caused
directly by Barth syndrome. This fatigue may influence any
determination of mental abilities resulting from testing. To
more rigorously answer the question of whether Barth boys
have mathematical/visual-spatial problems, Michelle will be
testing several preschool age boys.

Cardiac and skeletal muscle in Barth syndrome:
Evaluation of functional capacity and energy metabolism
Carolyn Spencer, MD, of the University of Florida, will be
monitoring blood levels of substances, cardiovascular
parameters, and muscle biochemistry of certain Barth
syndrome patients. By comparing the measurements to those
of unaffected boys, Carolyn should be able to provide some
objective criteria to monitor Barth patients as they become
older. This information will also be useful in determining if a
treatment is beneficial, by comparison with the normal changes
in these parameters in Barth syndrome patients.

(Cont'd on page 12)
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A global roadmap for Barth syndrome research

(Cont'd from page 11)

“This is a great sign of
progress in our mission to
find a treatment or a cure

for Barth syndrome.

I like to characterize
investigational science as
similar to putting together

a picture puzzle of a
thousand pieces without
using the box as a guide.
As in the picture puzzle,
the more pieces we can fit

together, the more
visible the picture
becomes.”

Organization of cardiolipin in Barth syndrome

Toshihide Kobayashi, PhD, of the RIKEN (The Institute of Physical and Chemical
Research) in Japan, will continue with his studies of the lipid cardiolipin. We know
that the unique lipid molecule cardiolipin is altered and decreased in patients with
Barth syndrome. Dr. Kobayashi is trying to understand how the dysfunction of
this lipid is associated with many of the symptoms that Barth patients suffer from.
He will employ techniques that measure the physical properties of cardiolipin-
containing membranes such as X-ray scattering, calorimetry, and scanning tunneling
microscopy. In addition, Dr. Kobayashi will be generating tools (antibodies) that
can specifically identify the cardiolipin molecules in the membrane. We anticipate
that by knowing how cardiolipin alters membranes, we may better understand how
the Barth patients are affected.

SUMMARY

The current crop of awards is composed of many different areas of research. Many
of these build on the progress and the data derived from earlier awards. Thisis a
great sign of progress in our mission to find a treatment or a cure for Barth
syndrome. | like to characterize investigational science as similar to putting together
a picture puzzle of a thousand pieces without using the box as a guide. As in the
picture puzzle, the more pieces we can fit together, the more visible the picture
becomes. In addition, as more pieces are correctly placed, the easier it is to find
out where any particular unplaced piece goes. When we have a more complete
picture of Barth syndrome, we should be in a strong position to realize our mission.

July 2006

e 37 enrolled
June 2007

BARTH SYNDROME MEDICAL DATABASE AND BIOREPOSITORY

» Collection of medical records, patient demographics, DNA and lymphoblast cell lines

*  Website open to public: www.peds.ufl.edu/barthsyndromeregistry/

TIMELINE

July 2007
* Completion of Intake Forms

September 2007
e Advertise for enrollment

» Abstraction of data from medical records
* Merged data from Cardiac Research Study
* Accept outside requests for data and biological samples

Medical Database and Biorepository Advisory Board

Carolyn Spencer, MD (Principal Investigator), Division of Pediatric Cardiology, University of Florida College
of Medicine, Gainesville, Florida

Melissa Maisenbacher, MS, CGC (Medical Data Abstraction, ex-officio), University of Florida College of Medicine,
Gainesville, Florida

Deepa Ranka, MS (IT and Statistical Research Analyst, ex-officio), Department of Epidemiology and Health Policy
Research, University of Florida College of Medicine, Gainesville, Florida

Richard I. Kelley, MD, PhD, Division of Metabolism, Kennedy Krieger Institute, Johns Hopkins University, Baltimore,
Maryland

Matthew J. Toth, PhD, Barth Syndrome Foundation Science Director, Iselin, New Jersey

Gerald Cox, MD, PhD, Senior Medical Director, Genzyme Corporation, Cambridge, Massachusetts

Michael Schlame, MD, Department of Anesthesiology, New York University School of Medicine, New York, New York

Colin G. Steward, FRCP, FRCPCH, PhD, Pediatric Hematology, Bristol Royal Hospital for Children, Bristol, England
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Barth syndrome bibliography expands

A compelling increase as a result of BSF funding

here is a statistically significant increase in Barth syndrome related peer-reviewed journal articles published recently,
which is due in part to BSF’s successful research grant program. To date, there have been 17 journal articles published

as a direct result of BSF funding.

Listed below are the latest articles added to BSF’s library:

1.

Sparagna GC, Chicco AJ, Murphy RC, Bristow MR,
Johnson CA, Rees ML, Maxey ML, McCune SA, Moore
RL. Loss of cardiac tetralinoleoyl cardiolipin in

human and experimental heart failure. J Lipid Res.

2007 Apr 10; [Epub ahead of print].

Mangat J, Lunnon-Wood T, Rees P, Elliott M, Burch M.
Successful cardiac transplantation in Barth
syndrome - single-centre experience of four
patients. Pediatr Transplant 2007 May;11(3):327-331.

Marziliano N, Mannarino S, Nespoli L, Diegoli M,
Pasotti M, Malattia C, Grasso M, Pilotto A, Porcu E,
Raisaro A, Raineri C, Dore R, Maggio PP, Brega A,
Arbustini E. Barth syndrome associated with
compound hemizygosity and heterozygosity of the
TAZ and LDB3 genes. Am J Med Genet A. 2007 Mar
29; [Epub ahead of print].

Crawford J. A 3D view of Barth syndrome
mitochondria. Lab Invest. (2007), 1-2.

Mazzocco MM, Henry AE, Kelly RI. Barth syndrome
is associated with a cognitive phenotype. J Dev
Behav Pediatr. 2007 Feb;28(1):22-30.

. Kirwin SM, Vinette KM, Schwartz SB, Funanage VL,

Gonzalez IL. Multiple transmissions of Barth
syndrome through an oocyte donor with a de novo
TAZ mutation. Fertil Steril. 2007 Jan 19; [Epub ahead
of print].

. Day JA, Spencer CT, Byrne B. Grip Strength in a

Population of Boys with Barth syndrome. Pediatric
Physical Therapy Vol. 18(1)88-89 Spring 2006.

. Szulik M, Lenarczyk A, Rycaj J, Bialkowski J, Dziubek

B, Kalarus Z, Kukulski T. Isolated non-compaction of
the left ventricular myocardium in a neonate - a
case report. Kardiol Pol. 2006 Dec;64(12):1422-5.

. Alessandri C, Sorice M, Bombardieri M, Conigliaro P,

Longo A, Garofalo T, Manganelli V, Conti F, Esposti ED,
Valesini G. Anti-phospholipid reactivity against
cardiolipin metabolites occurring during
endothelial cell apoptosis. Arthritis Res Ther. 2006
Dec 6;8(6):R180 [Epub ahead of print].

10. Brady AN, Shehata BM, Fernhoff PM. X-linked fetal

cardiomyopathy caused by a novel mutation in the
TAZ gene. Prenat Diagn. 2006 May;26(5):462-5.

Relevant PubMed Citations
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In 2006, BSF established the Barth Syndrome
Foundation Science and Medicine Fund

This $6 Million fund will support research, create
opportunities for collaboration, and gather and organize
the data and tissue samples needed by the
researchers for the next ten years. $2.4M has been
raised to date...

4%, O Medical DataBase
10%

/

55%

@ Bio-Repository

O Research Grants
OBSF Intl Conference
m BSF Scientific

Conference
O Physician Awareness

Barth Syndrome Foundation, Inc. / Volume 7, Issue 1

Page 13



What is

Barth syndrome?

Barth syndrome (BTHS) is a rare
but serious X-linked recessive
disorder, in which the clinical
effects of the G4.5 (or TAZ1) gene
mutation are manifested only in
males. The characteristics of
Barth syndrome include the
following in varying degrees,
even within the same family:

Cardiomyopathy: Heart muscle
weakness. This, combined with a
weakened ability of the white blood
cells to fight infections, represents
the greatest threat to those
individuals with Barth syndrome.

Neutropenia: Reduction in the
number of “neutrophils,” a type of
white blood cell that is extremely
important in fighting bacterial
infections. The neutropenia may or
may not follow a regular cycle, butin
either case, it puts Barth individuals
at an increased risk of serious
infections.

Muscle Weakness and General
Fatigue: All muscles in a Barth
individual, including the heart, have a
cellular deficiency which limits their
ability to produce energy, causing
extreme fatigue during activities
requiring strength or stamina — from
walking, to writing, to growing.

Growth Delay: Abnormal growth
pattern, similar to, but more severe
than, constitutional growth delay.
Most boys with Barth syndrome are
below average in weight and height,
often substantially so, until the late
teenage years.

Early and accurate diagnosis is
key to survival for Barth syndrome
boys. Historically, boys died of heart
failure or infection by 3 years of age,
but today, with improved diagnosis,
treatment, and management, the
survival rate and future of these boys
is much brighter.

Edmond and William
Georgia

Shelia and Jeremiah
Maryland

Allison and Colin
South Africa

Rod, Annie, and Matt
Australia

Kate and Will
New York

Who is BSF?
A
Committed
Group
of Families

NIH research initiatives
seeking applications

In addition to the vast investigator-initiated research
that is supported by the National Institutes of
Health (NIH), research in some specific areas is
solicited by various NIH institutes from time to time.
Applications for these usually are accepted for
February 1, June 1 and October 1 deadlines every
year. The following ongoing NIH initiatives are
particularly relevant to Barth syndrome.

Exploratory and Developmental Research
Grants for Investigations in Rare Diseases (R21)
(Initiative number: PA-03-171)

Purpose: To encourage exploratory and
developmental research projects by providing
support for the early and conceptual stages of
projects that represent novel approaches to the
understanding, treating, and preventing rare
diseases in the areas of heart, lung, and blood
disease, as well as sleep disorders. Please visit:
http://grants1.nih.gov/grants/quide/pa-files/PA-
03-171.html for more details.

Chronic lliness Self-Management in

Children (Initiative number: PA-03-159)
Purpose: To solicit research related to improve
self-management and quality of life in children and
adolescents with chronic diseases. Families of
children with a chronic illness have a long-term
responsibility for maintaining and promoting health
and preventing complications of the chronic
disease. Research related to sociocultural,
environmental, and behavioral mechanisms as well
as biological/technical factors that contribute to
successful and ongoing self-management of
particular chronic diseases in children is
encouraged. Please visit: http:/grants2.nih.gov/
grants/guide/pa-files/PA-03-159.html for more
details.

Tools for Zebrafish Research

(Initiative number: PAR-05-080)

Purpose: To encourage investigator-initiated
applications designed to exploit the power of the
zebrafish as a vertebrate model for biomedical and
behavior research. Please visit: http://
grants.nih.gov/grants/guide/pa-files/PAR-05-
080.html for more details.

Chronic Fatigue Pathophysiology and
Treatment (Initiative number: PA-05-030)
Purpose: To support investigator-initiated research
on the epidemiology, diagnosis, pathophysiology,
and treatment of chronic fatigue syndrome (CFS)
in diverse groups and across the life span. Please
visit: http://grants.nih.gov/grants/quide/pa-
files/PA-05-030.html for more details.
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Focus on Family
Signs, symptoms, and obtaining a diagnosis

By Julie Floyd, Georgia

e are the Floyds from Dacula,
Georgia. Ed and | have a
wonderful 5 year-old son Sam

and precious twins, William and Lily, who
have just celebrated their 3rd birthday.
There is NEVER a dull moment in our
home.

Being pregnant with twins is a wild ride
for sure. There were many days as |
approached “D” day, that | truly thought
that I would spontaneously combust as |
caught my then 2-year old son, Sam, as
he came down the slide at the park.
However, as you can probably figure out,
thankfully my worst fears were never
realized!

My obstetrician became concerned after
approximately 22 weeks into my
pregnancy with William and Lily. Twin A
(William) was not growing at an
acceptable rate. | was having
ultrasounds every 14 days to monitor
growth to see if our babies would need
to be delivered early in order to save Twin
A (William). We were counting days and
praying each day for both babies to be
born healthy. Well, that turned out in
hindsight to be a joke — at 37 weeks the
doctors had to force the two little
monsters out!

My first words when William was
delivered were, “Is he healthy? Is he all
right?” We were assured that he was
just fine and that obviously all that
worrying during my pregnancy had been
for nothing. He weighed in at 5 pounds
6 ounces and was adorable.

Fast forward, if you will, to William’s 6
month check-up with the pediatrician.
You see, William was not performing the
“tricks” that Lily was (like sitting up), and
he was not anywhere on a growth chart.
So, we began physical therapy, and he
slowly mastered the skills that he
needed. It mustjust be anisolated case
of hypotonia, right?

(L-R) William, Sam, and Lily

“...I believe that all things
happen for a reason.
William is ours
and the people within
the Barth Syndrome Foundation
are ours for a reason.

For that,

we continue to be so thankful.”

We then visited a neurologist who also
felt that there probably was no “bigger
picture” for William — we just needed to
continue physical therapy and at that
point we also added occupational therapy
to help his fine motor skills which also
seemed delayed.

Fast forward once again to William’s 15
month check-up — the first with a new
pediatrician that | had chosen just
because | felt we needed a change. It
was one in a chain of several
appointments over the next few months
that | will never forget. The doctor said
(after listening for what seemed like
FOREVER to his heart), “Now, who is
William’s cardiologist?” My heart sank.
“His what?” | said. | still thank God each
day for sending us to this new
pediatrician.

Within a matter of a few days, we were
in the office of a wonderful cardiologist.
We were told that William was on the
verge of heart failure. He was
immediately started on meds, and all
kinds of scary terms and procedures
were thrown out to us. | truly felt broken
at that point. A few days after this
appointment, William’s cardiologist
called us and said that after giving much
thought to William’s situation, he
recommended that we see a geneticist.
He believed that all of these random
pieces did in fact fit together into a bigger
picture for William. | know what you must
be thinking. How could we not have
figured this out earlier?

Barth Syndrome Foundation, Inc. / Volume 7, Issue 1

After initial genetic testing and what
seemed like 78 pages of medical history
of anyone who we had ever even
considered to be family, we tested for
Barth syndrome. Our geneticist directed
me to the Barth Syndrome Foundation
website for information on this disorder.
Of course, being the proactive mother
that | am, | immediately went to the
website and just about as quickly clicked
on the “x” in the upper right hand corner.
Potentially fatal? Fatigue? Abnormal
Growth? Heart Failure? Neutropenia? |
was not ready for this!

I will never forget finally getting the
courage to submit an email on the
website. Within 12 hours, | had talked
with Shelley Bowen, Sheila Mann, and
Sue Wilkins. Wow! | instantly felt a
sense of family and had found people who
could truly understand our hopes and
fears for our precious William.

You see, | believe that all things happen
for a reason. William is ours and the
people within the Barth Syndrome
Foundation are ours for a reason. For
that, we continue to be so thankful. Our
family is enormously blessed. We have
three wonderful children that we love
beyond anything. William is now eating
like a horse (or 2), has achieved the
status of being on the growth chart, is
as smart as they come, and absolutely
loves playing with his brother, sister, and
friends. | am reminded each day to enjoy
every moment with my children — | don’t
know what tomorrow holds but | sure can
have lots of fun today! ©)

RS
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Celebrating a milestone
Barth men are making huge strides

By Alanna Layton, Sister of Barth Individual

men with Barth syndrome have encountered unique challenges during their school years, unparalleled by their

I Iigh school graduation is a major milestone in any person’s life and is a time to be celebrated. Many of our young

peers. | am honored to have been asked to write about the triumphs of three extraordinary young men who graduated
high school during the summer of 2007, and | believe it is no understatement to say that we are all incredibly proud of their

achievements in school - and in life!

Andrew Buddemeyer graduated from
H.B. Plant High School in Tampa, Florida
on May 18. “My high school experience
was good. [ really enjoyed it,” Andrew
said. His school was willing to work with
him whenever possible, including limited
physical education and having an extra
set of books for his classes. Even
working three days a week as a cashier
after school, Andrew was able to maintain
4.0 GPA throughout high school and
graduate on time for his age. He was
also a member of several different student
honor societies. “I really believe school
is important — it helps to prepare you for
the real world,” he said. He will attend
the Honors College at Florida State
University in the fall. Because of his
course work in Accelerated Placement
(AP) classes, Andrew will enter college
as a sophomore. “I am looking forward
to attending Florida State in the fall and
moving on to this next stage in life!”

Kevin Baffa graduated from Bishop
Shanahan High School in Downington,
Pennsylvania on June 1. “I really enjoyed
my high school experience. | made a lot
of great friends, friends | didn’t even
know | had,” he said. For Kevin, his
biggest challenge was trying to keep his
energy up and taking time to slow down.
“l would take one day off a week to rest
and get my energy up. That helped a
lot.” He was an honors student through
most of his high school years and is
taking the fall off to explore his vocational
and educational options. He does want
to attend college in the near future. “To
the younger guys who are struggling with
school, | would tell them that school is
hard but you can adapt. People are
willing to work with you.”

Michael Bowen, Jr. graduated from
Taylor County High School in Perry,
Florida on May 18. “My high school
experience was unique because | was
home-schooled most of the time. Going
back to a regular classroom setting this
last year was different because of all the
people there,” he said. He was awarded
a scholarship from North Florida
Community College for his academic
accomplishments. In addition he has
received a scholarship from the State
Vocational Rehabilitation Block Grant
until he completes his college education.
“l am very excited about finishing high
school and celebrating with my family. |
am also very excited about starting
college in the fall!”

As Michael’s sister, | withessed his challenges. As a family, we were there to support Michael, just as the other families
supported their boys . While we all share in the joy of their triumphs, these three young men walked the path. Congratulations
are certainly in order for their hard work, determination, accomplishments, and a job well done!
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Sibling spotlight
Featuring friends from U.S. and U.K.

By Alanna Layton, Sister of Barth Individual

syndrome form new friendships among our community of “Barth Families.”

We stongly believe that these

Below are the profiles of three of our fantastic BSF siblings. It is wonderful to see siblings of those affected with Barth

relationships are so meaningful and will be everlasting!

Name: Nicholas “Nick”

Age: 11

Where are you from: The United
Kingdom

Affected sibling: Alexander “Alex”

What is your favorite thing to do
with your brother: Playing football
together and playing PlayStation
together

If you met someone who just found
out that their brother had Barth
syndrome, what would you say to
them that might make them feel
better: Barth syndrome affects
different boys in different ways. It
doesn’t stop them from being able to
do things; they just get tired a lot
quicker and need to rest a lot more.

What does BSF mean to you? Why
is it important to you: | know that
BSF is doing all it can to find a cure for
my brother’s illness. | also now know
that there are a lot more families out
there going through the same as my
family. We are not alone.

Name: Eleanor “Ellie”

Age: 12 (almost 13!)

Where are you from: The United
Kingdom

Affected sibling: William

What is your favorite thing to do
with your brother: Spend time on the
PlayStation game “Crash Team Racing”
together.

If you met someone who just found
out that their brother had Barth
syndrome, what would you say to
them that might make them feel
better: Thatitis no different from
having a brother without it, except he
may not be able to do some things
you’d like to do with him because he
gets so tired too easily.

What does BSF mean to you? Why
is it important to you: | feel that | am
very connected with it and it makes me
feel very involved with it.

Barth Syndrome Foundation, Inc. / Volume 7, Issue 1

Name: Jamie

Age: 16 (17 as of June)

Where are you from: West Chester,
Pennsylvania

Affected sibling: Kevin (18)

What is your favorite thing to do
with your brother: Either simply
hanging around our house when | am
home, or bothering our younger
sisters; it is a tough call.

If you met someone who just found
out that their brother had Barth
syndrome, what would you say to
them that might make them feel
better: | would make sure they
understood they weren’t alone, and
that even if you don’t know it there are
always people thinking about you and
your family.

What does BSF mean to you? Why
is it important to you: While the
Foundation is especially great for my
brother and the rest of the Barth boys,
| also enjoy being able to meet new
people, and learn more about Barth

syndrome.
@
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The Barth Syndrome Trust
Annual Report - 2006 - Third successful year

By Michaela Damin, Chair, Barth Syndrome Trust

®
Barth Syndrome
Teust
BSTrust volunteers

celebrate another
successful workshop!

Save the date!

Our 2007 Clinic and Gathering
are scheduled for Friday 6 July
(clinic) and Saturday 7 July
(gathering) in Bristol.

Please contact the Trust for

more details.

his past year has been an

extremely busy and productive

year. Our trustees, volunteers
and family members have all worked very
hard to ensure growth and sustainability
of the organisation. As importantly, if not
more so, we have continued to make a
difference in the lives of boys affected
by Barth syndrome. As the mother of a
child who has Barth syndrome and as
the Chairperson of the group, | would
like to extend my deepest thanks to
everyone who has contributed to our

ongoing success.

MaIN AcHIEVEMENTS IN 2006

Awareness

New medical brochure

With the help of Dr. Colin Steward and
his team, we created a new medical
brochure which is being distributed to
health care professionals. This brochure
has already been warmly received as a
source of much needed information for
those diagnosing and treating affected
children.

Direct Mail campaigns and one-on-
one relationships

A direct mail campaign to targeted
doctors has yielded positive results. We
have had contact from doctors who are
treating children with BTHS and
requests to be added to our newsletter
mailing list.
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Working with Jeans for Genes (J4G)
and the Genetic Interest Group (GIG)
on a Family Route Map Project

The Barth Syndrome Trust was one of
six charities selected for this project.
Together with GIG, we are creating a vital
Family Route Map for all children
affected by Barth syndrome. The aim of
the project is to help patients and
families to access services and
information that is currently available.
Expected completion date: 2007

Working with the Children’s Heart
Federation

On 14th February 2006, together with
other member groups, we attended a
reception at the House of Commons
where the theme of the day was Every
Heart Child Matters.

We believe very strongly in working with
like-minded groups and increasing our
impact by pooling resources.

Media Coverage

This was mainly in the local newspapers
in Hampshire. Reports covered
fundraising events, Every Heart Child
Matters and Jeans for Genes. In every
case there was some description of the
symptoms of Barth syndrome. One of
our boys was featured in the Spring/
Summer Newsletter of the Heart
Transplant Families Together group.
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Website

We worked alongside the International
Barth Syndrome Foundation to help
create a new international website
(www.barthsyndrome.org) in 2006. We
also host a regional UK and European
website (www.barthsyndrome.org.uk).
Essential information has been
translated into several European
languages.

Family Services

Our Family Services team consists of
four dedicated family members who are
able to deal compassionately with other
affected families. They remain in regular
contact with families and they provide
empathy, support and information to
member families.

Gathering

On 7th October 2006, we held our first
ever ‘gathering’, on the day after the
Bristol Clinic. The families and some
volunteers met in Bristol with Dr.
Steward and his family as the guests of
honour. The next day all visited At
Bristol, courtesy of the management
there. Meeting Dr. Steward, the families
and especially the boys has given the
volunteers a better understanding of
their needs and a new interest in the
work. We are grateful to the Children’s
Heart Federation and the London Law
Trust who financed the weekend through
their grant programs.

(Cont'd on page 19)



(Cont'd from page 18)

Science/ Medicine

Dedicated clinic

We held our third clinic in Bristol in
October 2006. It was very well attended,
with families attending from as far away
as Scotland. All the affected children
were evaluated by experts and a bank of
data about the syndrome is being
compiled.

International Barth Syndrome Medical
Database and BioRepository

Intake Forms for all members — the basic
information for the registry is almost
complete. Plans are underway to enroll
UK patients in 2007.

Group development

As Barth syndrome is a rare disorder and
the number of affected member families
world-wide will always be small, it is vital
that we look outside our member families
for volunteers. This is essential if we are
to continue to grow and fulfil our
objectives in the years to come.

Some of our ongoing goals are:

* To recruit more volunteers and
educate them about Barth syndrome
and the Trust

* To create an open environment in
which volunteers can find their own
niche within the group and are
respected for their unique talents and
experience

Key volunteers have assisted us with the
production of promotional material,
awareness talks, fundraising events,
website maintenance and family services.

Breakaway session at a workshop

Fundraising

Of course, without the help of our
dedicated fundraisers, we would not be
able to achieve our ongoing aims.
Families and volunteers contributed in
various ways: standing orders, table top
sales, tennis tournaments, quizzes, a
Blue for Barth Day at a school, a fair and
a garden open day (courtesy of the John
Lewis Partnership). Families, relatives
and friends who ran half-marathons or
marathons collected £6177. And as
always we rely on the generosity of
donors, businesses and local
communities around the country.

Our grateful thanks go to all those who
supported us in 2006.

0000000000000 OCOCGCOCGOGIOGNOSINONOSOIOS
$55 000 (£28 000) raised by
BST to create UK/European

Science and Research Fund

Publications

The Publications team works closely with
the Barth Syndrome Foundation in the
USA to help produce the BSF Newsletter
twice a year and to collaborate on other
material such as brochures.

They have supported all BST programmes
and events during the year with
appropriate literature, posters and
documents.

» The new BST medical brochure was
written with the help of experts at
the Bristol Royal Hospital for
Children.

* A short informal newsletter helped
to keep British families, volunteers
and donors informed of our
achievements and aims.

* A new suite of posters was
developed for use at conferences
and other public events.
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EUROPEAN REPORT

Importantissues in 2006

* Translation of information about
Barth syndrome and our programs
into various European languages.
We wish to thank our team of
translators, who have worked very
hard to achieve this.

* Recruitment and training of new
volunteers and trustees

» Family support, especially for new
families

« Outreach (informative meeting) for
Dutch families on 22 April 2006

* Maintenance and expansion of our
database with addresses of
European families, doctors,
scientists, volunteers, donors,
charities and related organisations

* Fundraising

Family Services in Europe

We thank Jo van Loo and Eva Antomarchi
for their hard work for our families and we
welcome Johan Fioole to our team.

Dutch Outreach ~

An informative meeting

Fourteen Dutch-speaking family members
met in The Netherlands on 22 April 2006.
Information was available about social
benefits, electric bikes, etc., but the most
important benefit of this meeting was to
meet each other in person and to be able
to share daily experiences with Barth
syndrome.

I = 1
New posters designed for Barth
Syndrome Trust (L and R) by Rob
Ayton.

(Cont'd on page 20)
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The Barth Syndrome Trust ~ Third successful year

(Cont'd from page 19)

Science and Medicine
BSF International Conference 2006

We encouraged doctors and scientists in Europe to attend our International Conference
in July 2006 in Florida, USA. Eight specialists from The Netherlands, the UK, France
and Germany took part in the clinics, and the scientific and medical sessions in

Florida.

Looking Ahead - Future Plans

What do we hope to achieve in the next year?

We are planning to roll out our International Medical Database and Biobank and
allow UK families to contribute data to encourage better understanding and future

research into Barth syndrome.

We will be holding our Annual Clinic and Gathering in Bristol on 6 -7th July 2007.

European Family Gathering

Sunday 2nd September 2007

~1lam onwards
Open to all European families
Bokrijk Outdoor Folk Museum & Park,
Belgium

Entrance fees and lunch to be provided
by Barth Syndrome Trust.

Please contact us for more details.

We will be organising a European Gathering in Belgium on 2 September 2007.

We will step up our efforts to provide essential information to doctors and to find more families.

We will participate in the European Eurordis project (a 2-year project to determine the best way to care for families affected

by rare disorders)

We will finalise the Family Route Map project with the Genetic Interest Group (GIG) and Jeans for Genes (J4G).

We will finalise comprehensive policies and procedures for all volunteers.

We will actively seek partners (through grant making organisations and individual funders and fundraisers) in order to

achieve our stated objectives.

Financial Review
Receipts and Payments Accounts

See Independent Examiner’s Report on the accounts by Keens Shay Keens, Milton Keynes.

Year 31 Dec 2006 31 Dec 2005
Receipts £29,044 £23,039
Assets £ - £ 1,100
Payments £ 8,892 £ 5,202
Net £20,152 £17,837
Income Expenses
B Interest
& Gift Aid Claims received m Other " De\.gllc-:o:r?em
B Restricted 3% 6% 19% 14%
donation | Fundraising
10% axpenses
11%
m Bristol Fam.&
Vol Gathering | Science &
19% Medicine
u [?iﬁ“s and M Fundraising 1%
onations events
Famil &
s 8o o dkeaton m Awareness
Yo 19 35%
©
N/
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Barth Syndrome Foundation of Canada
Canada has banner year!

By Lynn Elwood, President, Barth Syndrome Foundation of Canada

exciting year for Barth Syndrome Foundation of

Canada. As our financials show, we continued to
make gains in fundraising and closed the year with a
healthy bank account which will enable us to do much
more.

I ooking back on the close of 2006, it was another

At our recent Annual General Meeting in April, two of
our board members (Lynn Elwood and Chris Hope) were
re-elected as President and Treasurer for a further two-
year term. Itis a privilege to work with such a dedicated

¥ ear ending December 31, 2006

Opening Balance Fa7.872
Revenue fa0,484
Expenses f22,247

Excess Revenue over Expense $28,238
Closing Balance FE6110

board and executive as we continue to grow our organization.

BACK (L-R): Bill Clelland, Maureen Pitkethly,
Audrey Hintze, Cathy Ritter, Chris Hope, Les
Morris, Wayne Bridger

FRONT (L-R): Janet Warren, Lois Galbraith,
Marjorie Sawh, Janet Humphries

- i N i 1 BARTH STNOROME FOUNDATION
Saving boys lives
through education,)
advances in treatment,
and pursuit of a cure|

(L-R) Dr. Matt Toth, Jason Downard, Shelley
Bowen, Lynn Elwood, and Cathy Ritter at the
Pediatric Academic Societies’ conference in
Toronto, Canada.

In 2006 we were not able to realize all our program goals, not because
we lacked the funds but because we did not have enough of our most
precious asset: people. Our group of volunteers has been working
hard and made many amazing things happen, but we discovered that
we could have done more if we had a broader group of volunteers. We
have begun to address this and have held our first volunteer workshop,
hosted by Janet Warren. This warm and comfortable afternoon resulted
in the expansion of our volunteer group, and these energetic recruits
have already been a tremendous help. Atleftis a picture from our first
volunteer workshop. We are planning further meetings with the next
one in the fall of 2007.

We have embarked on a major goal, funding of scientific research
benefiting Barth syndrome. In 2007 we are funding $20,000 US of the
grant entitled: Cholesterol Metabolism in Barth Syndrome, which was
awarded to Grant Hatch, PhD. This is an exciting beginning for us,
and we hope to participate in BSF’s 2008 grant cycle.

During 2006 we had several ads and calendar events posted in The
Medical Post, a newspaper seen by many physicians in Canada. Very
late in 2006 we received the offer we’ve been working on for so long —
the chance to have a feature article in this publication. Lois, several
members of BSF’s Scientific Medical Advisory Board and our members
worked over Christmas to help with background and quotes, and the
result was a full page colour article with reference on the front page.
This is a big step in awareness amongst physicians in Canada and
we're very grateful to everyone who helped. We have the rights to
reprint this article so if you would like a copy please contact us.

We have also participated in another significant awareness initiative in
2007. We funded and jointly staffed a booth at the Pediatric Academic
Societies’ conference in Toronto from May 5-7. It was a pleasure to
see Shelley and Matt join this conference, and many of the members
of the executive (and Friends) helped too. Thank you especially to
Robert Hope and Jason Downard for helping in the booth. Several of
the doctors commented on how helpful it was to meet someone with

Barth syndrome.
(Cont'd on page 22)
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BSF of Canada has banner year!

(Cont'd from page 21)

In February BSF Canada was a key organizer and partial
sponsor of a multi-disciplinary clinic at the Hospital for Sick
Children in Toronto. This clinic focused on the hematological
aspects of Barth syndrome, and several other conditions. The
meeting was led by Dr. Dror from the Hospital for Sick Children.
Four of our families attended (approximately 10 people), and
there were 70-80 people in total at the clinic. One of our
affected men, Robert Hope, gave an outstanding talk on Barth
syndrome. Goals of the day included examining some of the
common issues and treatments across the conditions,
transitions in care from pediatric to adult care, and issues of
daily living. We found common bonds with the other groups
and have made some good contacts. The families especially
appreciated the opportunity to ask our young men questions
about the issues they face daily.

In February BSF Canada was a key organizer of and
partial sponsor of a multi-disciplinary clinic at the
Hospital for Sick Children in Toronto. This clinic focused
on the hematological aspects of Barth syndrome, and
several other conditions.

HSL

BACK (L-R): Adam, Ryan, Jason
FRONT(L-R): Robert, Sheldon

We try to combine our Annual General Meeting (AGM) with a family gathering.
It is hard to get everyone from the diverse geography together, but with
Toronto being somewhat central we are able to meet with some of the families
in person. This April's AGM saw us getting together with several of the
families including the Hones from Saskatchewan. After our meeting and
recreation time for the young men, we shared a dinner and laughs together.
We did not manage a full group picture, but here are some of the Barth
individuals who attended the meeting. Thanks to all who made the trip to
joinus. Itis always so wonderful to see everyone in person.

Our fundraising activities in 2007 are off to a good start. The letter campaign
has already received over 50 responses. Our Change for Barth campaign
has expanded beyond the month of May for those that want to keep saving
change for the whole year. We have also benefited from a private fundraiser
by Marj Sawh. On September 10 we will have another golf tournament at
Tangle Creek in Barrie, ON. Visitors from all regions are welcome to join.
We are also planning an end-of-year fundraiser. With all that we are doing
in our programs, these fundraising events are more important than ever.

Given the pace of projects so far in 2007, it is a good thing we are joined by a growing group of volunteers. We’re looking
forward to the road ahead as we work through our 2-year program goals. Please feel free to get in touch with any of us if you
would like to find out more about our program activities or plans. There are teams on each of these programs, and here are the

current program leaders for Canada:

Cathy Ritter, Family Services critter@barthsyndrome.ca
Lynn Elwood, Science & Medicine lelwood@barthsyndrome.ca
Chris Hope, Awareness chope@barthsyndrome.ca
Lynn Elwood, Charity Support lelwood@barthsyndrome.ca
Cathy Ritter, Fundraising critter@barthsyndrome.ca
Lois Galbraith, Volunteers Igalbraith@barthsyndrome.ca

We look forward to sharing more news with you in the fall newsletter, but please feel free to contact us at any time.

©)
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Barth Trust of South Africa
Highlights of 2006 accomplishments

By Jeannette Thorpe, Chair, Barth Trust South Africa

Jeannette Thorpe, Chair, Barth Trust South Africa,
with her son, Ben.

by — we are almost half way through

2007 and the pace does not seem to
be slowing down. Reflection and
consolidation give one time to take a
deep breath and see life in perspective
once again, showing that the year 2006
marked some significant growth for the
Barth Trust of South Africa:

It's just amazing how quickly time goes

Science and Medicine

In July 2006, Dr. De Decker and Dr.
Harrisberg were the first South African
doctors to attend BSF’s Scientific and
Medical Conference in the USA. They
were given an insight into Barth
syndrome on various levels: in a practical
way, through attending and observing the
clinics and interacting with other families
and affected boys and men; and
clinically, through the many highly
informative presentations.

The genetic testing facility was moved
from Durban to Cape Town. Our long
term vision is to develop a Centre of
Excellence for Barth syndrome in South
Africa and it therefore made sense to
consolidate our resources.

Awareness

Doctors De Decker and Harrisberg gave
the first clinical presentation on Barth
syndrome in South Africa at the South
African Heart Congress on October 31,
2006 in Somerset West, Cape Town.
Presentations at congresses are a
particularly effective means of raising
awareness.

Public awareness was also raised by a
detailed newspaper article published in
three Provinces in South Africa, as well
as by a radio interview in which Dr. De
Decker participated at the end of 2006.
9
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(L-R) Jeannette '. horpe, Dr. De Decker,
Dr. Harrisberg, Alison Thyne, Colin
and Ben at BSF's 2006 Conference.

“Dr. Jeff Harrisburg and I
were privileged to attend
the 3 Barth Syndrome
Foundation Conference in
Florida, USA. It proved to
offer an enthralling window
into a complex and enig-
matic disorder, which we
are only just beginning to
understand. The quality
and depth of the research
to uncover the syndrome’s
secrets are astounding.
More importantly, we came
to know a group of parents
who through enthusiasm,
resilience, and hard work,
have managed to energize
the process
of understanding Barth
syndrome. They have
succeeded in changing the
perception of the disorder
from a singular rarity to
one which must be
considered in every boy
who has cardiomyopathy.
We should be grateful to
assist with raising aware-
ness of Barth syndrome in
South Africa to this level of
recognition!”
~ Dr. Rik De Decker, Red Cross
Childrens Hospital, Cape Town




Save the Date!
Barth Syndrome Foundation

International Scientific/Medical

and Family Conference

(Including Poster Sessions & Clinics)
July 21-26, 2008

Belleview Biltmore Resort - Clearwater, Florida

“l think the scientific and medical sessions of the last conference were the most mature ones BSF has organized.
Not only did they include a large number of researchers with very diverse backgrounds, they also initiated a new
way of interaction between these scientists. ...” ~ Michael Schlame, MD, New York

“The 2006 Barth Syndrome Conference was a life-changing experience for our entire family. We now feel that we
are a part of something so much bigger and more powerful than Barth syndrome itself! We are so thankful for this
group and what it has already meant in the life of our son. We are counting the days until the 2008 Conference.”
~ Floyd Family, Georgia

“A joint meeting of families, scientists, researchers, clinicians and educators. All groups gain from this encounter:
the families in getting comfort from one another and hope from research progress heard first-hand; the doctors
and scientists in withessing the plight of patients and families.” ~ Salvatore DiMauro, MD, New York

“BSF’s 2006 Conference completely exceeded our expectations. We were struck by the dedication and commitment
of the families and doctors.” ~ Strain Family, Australia

“As a physician interested in the genetic basis of pediatric heart diseases, such as cardiomyopathy, my attendance
at BSF’s conference was invaluable in learning about patients with this genetic disorder and about scientific
progress into the mechanisms of disease and genotype-phenotype correlations.” ~ Arnold Strauss, MD, Ohio

“We now know how important it is for everyone to try to attend the conferences. They are extremely inspirational.”
~ Galley Family, Australia

Please bookmark BSF’s website www.barthsyndrome.org for up-to-date information.

Saving lives through education, advances in treatment and pursuit of a cure for Barth syndrome

®
Batth Syndrome

Fovndation

Barth Syndrome Foundation, Inc.
P.O. Box 974
Perry, Florida 32348

Phone: (850)223-1128

Facsimile: (850) 223-3911

E-mail: bsfinfo@barthsyndrome.org
Website: www.barthsyndrome.org



