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THE GIFT OF A FUTURE

Continued from Page 1A

and vital organs.

Bat the Californis scientisis
lacked the money to bring & new
drisg to the market, estimated in
this case (o be ot leasy 26 million.

That didn't stop the Duonts and &
core groug of co-workers and
friends. Their first bake sale raised
£372. When cookles and cupcakes
oo longer raised enough, thoy put
change jars at gas stations. They
eveén tried the lotery.

As the boy's hands grew foo stiff
o hold a baseball bat, the nonprofit
Ryan Foundation forged ahead.
staying up until the wee hours
many weeknlghts, supporters
organized Dallas-area golf
tournaments. The first attracted 80
players and raised 528 000, The Last,
in 1968, drew 400 and netted
§151,0K0,

The Dants' dedication attracted
the foundation’s larges
contribution: 5000000 from & Dalles
dopor who wishes 1o remain
ANOOYMONE,

With 51 million from North
Texns in the bank, the Californin
sclentists developed & promising
treatment that has given hope to
Ryan and thousands of familles
warldwide.

“The fund ralzing was the
difference batween the praject
Uving or dying.” sajd Dr, Emil
Kakkis, who in the early 19%s
conducted research on enzyme
therapy &t the University of
Callfornin at Los Angeles. “We had
very linle money, and the project
was stalled.”

The U35, Food and Drug
Administration regulates
medicines to improve public health
by keeping unsafe drugs off the
market. But the nature of that
lengthy and costly development
process can keep new irestments
from reaching patients in time.

On Tuesday, Lt Dant will travel
1o Washington, D.C., 10 tell FDA
officials and congressional lesders
aboigt the peed to speed
government approval for drags
such a5 the one helping Ryan, The
boy is one of 10 children
natanwide 11 the clinical trial, all
of whom receive the treatment for
free. The FDA just ordered a study
that will push back approval 1o late
0] o 002,

“That's way too long,” Li. Dant
said. “lo the meantime, most of the
other kids with this who are really
il weill die™

Ryan has responded well to the
experimental treatment. He
barbors dreams — now attoinable
—of getting a job, driving a
Volkswagen Bestle and going to
college.

“Iwant tadoa lot of stuff.” the
fifth-grader sald proudly between
hasketball games on his school
Mayground. He also now plays
secofd base al baseball practice
thres imes o weelk. "1 want to be a
veleTInarian — or & haseball
plagyer.”

The benefactor who wishes to
remain anonymaons eaid North
Texas community suppost for the
Dants — which came, in part, from
publicity generated by a 1992 arsicle
and subsequent columns in The
Dallas Morning News — made the
decision to donate 55060,000
natural one.

“It's been ane of our favorite
caases,” she sald. "This one i5 so
tangible, And what could be more
spécial than the life of a child "

E-Hl’lr E'g ns

In 1991, a family pedistrician
first noticed something wrong with
Syear-pld Hyan when he had a
protrieding stomach. Specialisis at
Children's Medical Center in Dallas
1dd the Danis that Byan suffers
from a form of
mucopalysaccharidosis, commonly
known as MPS or HurlerSchele
syndrome.

The genetic condition affecls
about 40 newborns notionwide cach
yoar, Without the enzyme
alphaldduronidase, mos1 children
evontually die of heart fallure or

Ryan Dant, 11,
{foreground)
and Spencer
Holland, 9,
receive
intravenous
solution at UT
Southwestern.
Ten children
nationwide
with
Hurler-Scheie
syndrome are
participating
in a elinical
trial for a
treatment
that awaits
federal
approval

Ryan Dant has resumed baseball practice,
coached by his father, Mark. “I want to do

pretmonin.

"It's & glow, steady, progressive
decline,"” Dr. Kakkis said. “[t's very
tongh to be s parent of a child with
this problem.”

Shortly after diagnosis, Ryan
began to falter, His fingers began to
ciirl inward ms deposits collected an
tendons and ligaments. Breathing
became diffical

“As he got older, he'd have
difficualty walking long distances,
and it was hard for him to get upin
the morning,” sald Mrs. Dant, who
works for an airlinereservations
company. “He just really slowed
down.”

Baseball hecame a lesson in
perseverance. By age 5 Byan had
difficulty gripping o bat. His
flelding and throwing skills
gredually declined. By the time
Ryon was %, his hands were too stiff
toswing a bat, and he couldn't fully
extend his arms.

But his love of the game was 50

strong that Lt Dant gove him a
Velcro bat and gloves. When he got
& hit, Byan would race to first base
inable to drop the bat stuck to his
gloves,

Then omne day, while playing
soccer, Ryan collapsed on the field
in extreme pain, Doctors
discovered that his swollen liver
and :'E]'r]E-E!I'k == 3V Hmés The normal
size — had forced a hernia that
required SUrgery.

Before age 10, Ryan had
undergone eight surgeries,
including a tonsillectomy, two
hernia precedures and carpal
tunnel syndrome surgery on both
wrists, Doctors also recorded spinal
fluid pressure aight times higher
than normal, which required the
boy to endure a spinal tap.
Headaches caussd Ryan to vomi
and pass out.

Then he had to hang up his

e

a lot of stuff,” Ryan says. “1 want to be a
veterinarian — or a baseball player.”

cleats in 1997, His father would
drive the long way around parks so
Ryan wouldn't see other children
playing,

With so many physical problems,
he begnm to withdraw,

“Peaple sometimes make fum of
me when [ tell them,™ he said. I just
say | have & disesse,”

A3 Ryan got worse, Lt, Dant faced
a decision: Should he spend more
Hme with his ill son oF continne the
Hme<consuming Ryan Foundation
wark?

About three times s week, Lt
Dant wonld leave his sleeping son
&t ¥ pom. for & frlend's home, There,
he and &5 many as 14 peaple,
including Carrollton police
Detective Jerry Pomposelll, would
Stay up antil 3a.m, writing
Tand-raising letters and organizing
galf tournaments,

Small donstions in the first few
T naments from such compantes
as Adams Golf grew to £25,000 in
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Jordan King, an eighth-grader at Mary Immaculate Catho-

lic School in Farmers Branch, surprises Ryan Dant on the
playground. Ryan is a fifth-grader at the school.

Photography by Allison V. Smith
The Dallas Moming News
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Help came in mysterious ways,
1oa, As one tourmament neared, L1
Dant couldn't find enough golf
balls. He came home one day to find
30 dozen golf balls on his front
porch,

How did a police lHeutenant with
o fand-rafsing experience raise so
much money? Perseverance and a
d-foot-2inch poster boy, Lt Dant
said.

"Companies started realizing
that here was a boy who would
leave us i weé don"t work hard to fix
it,” Lt Dant said.

Clinical trials

By late 1957, the Dants' glimmer
of hope shooe brighter than ever.
BioMarin Pharmeceuticol Inc. in
Novato, Calif, announced that it
would partner with Genzyme Corp
to spend ot least 55 million on
research for & Weatment, on top of
the §1 million donated by the Ryan
Foundation,

Dir. Kakkis, the UCLA
researcher, jodned BloMarin and
browght the eneyme-replocement
therapy into clinical trials under
FDA supervision.

The company, which
manulfactures the enzyme for 10
patients, took on the project
because of the Ryan Foundation's
afforts, Dr. Kakkis sald.

"There's no greater thrill for me
than tosee lnbwork make &
difference in people’s lives.” he
snid.

One of the 10 families gave Dir
Fakkis o clock. An inscription
reads: “You've given us the most
precious gift of all — the gift of
time.™

The Ryan Foundaton may host a
golf tournament 1 2001 1o rajse
maoney for gene-therapy research.
The Danfs say they will never e
able to thank everyone in full The
maney has meant more tme for
them toenjoy life with their son.

“H they all conld jns1 know what
they did,” Lt. Dant sajd.

Weelk by week, drip by drip,
Riran's life improves. The enzyme,
while not a cure, has provided hope
lor & longer, quality Hife for Ryan.

He misses one class a week for
his reatment o the University of
Texas Sonthwestern Medical Center
al Dalles, where he has an
intravenons solution pumped into
hiz body. In two years, be has grown
almast two inches and gone from 41
1o 77 pounds, wnhesrd of in
children with Hurler-Schieie
syndrome,

Byan has o slight Hmp because of

Children seeking treatment face hurdles of time, cost

By Tony Hartzel
Saa] Writer of The Dalles Mereisg Newn

The promising enzyme-replace-
ment therapy that Byan Dant is re-
ceiving probably won't be on the
maArket untl 2002,

And when it's {inally available to
other children who suffer from his
debilitating illness, it probably will
cost upward of S100,000 8 year 10 pay
back an estimated 55 million in re-
search costs. Thei's in addition o
the $1 million comtribution from
the nonprafit Bran Foundation that
led to the therapy's breakthrough.

Ryan's ease spotlights the often
lengthy and costly approval process
regulated by the U.S, Food and Drug
Administration, which recently or-

Enzyme-replacement therapy awaiting approval from FDA

dered a second clinical study, prob-
ably delaying the entyme's approv-
al until late 2001 or 2002,

“While they are looking for the
perfect experiment, we are looking
ot kids who gel worse jrr{:'l.l:nih]].ll“
said Dr. Elizabeth Meufeld, chair-
woman of the genetics department
at 1he University of Californis at
Los Angeles. She has studied Byan's
digease, Hurler-Scheie syndrome,
for 30 years.

“The FDA has been caught be-
tween the need for caution and the
need for action.”

That dilemma has prompted gov
ernment officials to ask Ryon's fa

ther, Carrollton palice L1 Mark
Dant, v speak Tuesday to FDA and
congressional leaders in Washing.
ton, DUC,

The latest trial requires hali of
41 new patients to get & placebo.

"1 have wrestled with that, and
I'm not happy with it,” taid Dr. Emil
Kakkis, who helped develop the
new treatment while at UCLA. He is
conducting the clinieal wrials far
BioMarin Pharmaceutical Inc.,
where he i3 president of the genet-
1cs division. “To convinee the FDA
that the changes we see are not
placebos, we have 10 do this.™

Children in the stody recelve
the treatment to replace &0 enIyme
that their bodies copnot make,
Hurlerfchels syndrome, of misco-
palysaccharidosis, affects one of ev.
ery 100,000 children. Thase with the
disepse almost always die by age 10,

Ryan, who's almost 12, continiies
1o get the experimental treatment
each week for free as part of the
orliginal FDA study. BloMarin,
which has partnered with Genzyme
Corp., 8 medical-products company,
has exclusive rights to make the
drug for the next seven years so it
can recoup its S6 million ressarch
tah. The companies’ development

costs must be bornge by a relatively

small number of children who have
the disease.

“The FDA has to come 1o terms
with the fact that for people with
lifethreatening Llinesses like this,
the bar for research must be im-
proved,” Dr. Kakkizs said “Then
costs conld come down, which
could allow other drugs 1o be
made.”

The Dants expect toa have four
years of health insurance coverage
ofter the drug meets FDA standards.

“There 1% o decision,” Lt. Dani
#aid of paying the ongeing cost af-
ter insarance ends. "We will do i1 =
end we will do it without hoving
everything else.”

hip damage nlrendy coused by the
disesse, His curled fingertips will
requite corrective surgery next

month, Other surgeries are likely,

“I'm hoping that I won't get out
of breath so easily,” he sald. “And
that I can move my hands hetter
and my fingers will grow."

Ryan's birthday is April 13 He
probably would have died or been
in & wheelchair and in great pain
without the treatment, Lt. Dant
Said.

“With this disease, it's like all
our dreams, one by one, weré taken
away,” the boy's father said. “Now
we can actually have thoughts ke
normal parents.”

The Dants never had secotd
thoughts about trying the
previously untested therapy,
Bane-marrow transplants are an
option for some, bt they have
guestionable success and 40 percent
mortality rates,

"For some reason, [ wasn't
nervous with the trestment,” Mrs,
Dnt said. “I felt very good about
ir."

Improvement was immediate
after the first trestments.

“The day we got home, he looked
at himself in the mirror and said,
‘Loak at my stomach, Dad!" " L1
Drant =aid, m proud smile on his face.
“Before, he didn't want 1o go
swimming because his tummy was
too kg ™

Doctor visits still scare Ryan,
who seems 1o have canght on to
medical doublespeak,

“I get scared when the doctors
say there's something o little bit
wrong,” he said, *I think they're
godng te have to do something to
mae."

Ryan's improved condition has
helped him keep and budld
{riendships at Mary Immaculate
Catholic 5chool in Farmers Branch
Said Colin Bernier, who has known
Ryan since the third grade: “We
don't look a1 his hands, We just leok
&t him."”

With the treatments, Ryan can
expect to live several decades, Dr.
Eakkis sald.

Life has again become enjoyable
for a freckle-faced boy wha no
longer asks about deoth, Lt Dant
enid.

“When [ lay down with him now
atnight, he talks about baseball
nnifarms "

Tax-dedwciible contributions can
be made to the Ryan Foundation,
31T Alte Ave., Carrollten, TX,
3007, For more informaton, wisid
the foundatlon’s Web site o
nmhb.r'_l.rdn_fﬂund.p'ri.m‘:w;.

Culics Morming News file phaia
Ryan Dant, shown at age 4
with his father, Mark, will be
12 in April.



