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‘Rotien egg’ drug controls
rare disease in children

A diagnosis of the rare genetic dis-
vase cystinosis used to be a death
sentence for a baby or toddler. Now
« druy offers much hope.

Clinical trials show the drug cys-
teamine preserves kidney function in
children suffering from cystinosis.

The tests were performed by Jess
. Thoene, M.D., a University of
Michigan professor of pediatrics and
communicable diseases, and 10 other
plu cians and scien! . Thelr re-
search was published in The New
p,lan-! Journa) o! Medicine.

has a constantly wet diaper and an
unquenchable thirst.

Eventually, these children accu-
mulate so much cystine In their cells
— up to 100 times the normal
amount — that their growth Is stunt-
ed. The amino acld begins to erystal-
lize in their bone marrow, corncas
and kidneys.

In the past, children with the dis-
casce died of kidney failure by the
age of 10. The only known treat-
ments before cystcamine were long-
term dialysis or kldney transplants.
Neither however, could

is “very "
d Thoene. "It stinks like rotten
s and has to be taken in liquid
form four times a day. Some of the
Kids just couldn’t drink it. Some
threw it up.”

For the children who could toler-
ate the drug, it brought results. “We
found that the children on cystea-
mine did not lose kidney function,”
nie said. The best results came when
children were started on the drug by
their first birthday.”

L\ STINOSIS is a rare disease, af-
{ecl an average of one child in
ty 100,000 live births. Thoene,
o is also an assistant professor of
biological chemistry at U-M Medical
School, estimates that 200 children
in North America have the disease.

Cystine 15 one of 20 amino aclds
present in food and in everyone's
body. Persons who have cystinosis,
carried by a recessive gene, lack the
ability to transport cystine within
their cells.

Parents begin to sense something
is wrong with their child at the age
of about six months, when the baby

help the body gL'( rid of the excess
cystine.

*“THIS PROJECT has taken a long
time, but it's been very exciting —
the most rewarding work ol my ca-
reer,” said Thoene, who began to re-
search cysteamine with skin cells in
1975 and to do clinical trials In 1978,

Thoene became Interested In cys-
tinosis in 1975 while he was conduct-
ing research with Jerry A. Schneid-
er, M.D,, of the University of Califor-
nia, San Diego. Schnelder is one of
the co-investigators for the New
England Journal article.

Schneider was exploring ways of
ridding the tissues of cystine. Thoene
began to experiment with the ami-
nothiol compound, cysteamine, on
cell cultures of skin cells. The results
were positive not only in the cuttures
but in a young patient who was fac-
ing a kidney transplant.

Thoene and Schneider apptied to
the Food and Drug Administration
for emergency Investigational New
Drug status for cysteamine. Their
application was accepted.

They and other rescarchers began
clinical trials, using the facilities of
the clinical research centers at their
respeetlve institutions. Of the 93
children who were in the study, 19
cventuatly dropped out because they
couldn’t tolerate cysteamine.

MAKING THE drug more palat-
able by masking its taste and smell
is a long-term project which Thoene
hopes a drug company will under-
take. But he has discovered that it is
difficult to interest drug companies
In manufacturing drugs for rare dls-
eases, no matter how effective the
cure.

“It is frustrating that business de-
cisions take precedence over saving
lives,” he said, crediting two parties
whose help was cructal In continuing
the drug trails of cysteamine.

US. Rep, Henry Waxman, D-Los
Angeles, sponsored the Orphan Drug
Act, legislation passed by Congress
in 1983 which uses tax incentives to
make the business climate more fa-
vorable for production of orphan
drugs, an expression used to describe
drugs for rare diseases. The Generic
Pharmaceutical Industry Associa-
tion Institute for Orphan Drugs gave
the researchers a grant to purchase
enough cysteamine to finlsh the clin-
Ical tralls. But that supply is running
out, and a new source of the drug is
needed.

THE LONG-TERM Impact of cys-
teamine on cystinosls patients lsn't
known yet. “Our oldest subject is
nine years old, so we don’t know
what the next decade will bring for
them,” said Thoene.
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cure is known. But at least now there
Is a drug that can help manage the
disease.

RICCARD FABRICS

Fine Fabr(cs from Amer(can and European Designers
Sliks - French Laces - Cottons - Linens - Wools

Cystinosis is like diabetes — no

Anniversary Salel

Monday, Nov.17th thru Saturday, Nov. 22nd
10% - 50% OFF All Wools

and many other fabrics

Diabetes is a major con-
tributor to heart disease,
kidney disease and
blindness. So when you
support the American
Diabetes Association,
you fight some of the
worst diseases of
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- Enter the "KIDS SAY KNOW TO DRUGS"”
' poster contest and be a winner in all ways.

Contest winners will receive *50 gift
" certlficates valid at these shopping
. centers, and grand prize winners will also
;. appear on a television show in the Detroit
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Weather Shleld Slldlng Wood Patio Doors
For A Beautiful View
To Energy Savings

The natural beauty and
insulating power of wood is
yours with Weather Shield
sliding wood patio doors. The
large insulating glass area lets
you view the great outdoors as
well as keep summer heat

['JN = \ and winter cold out. .
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THE WINDOW & DOOR STORE

830 Plymouth ® Plymouth, MI 48170 ® 313-458-6911
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Tues,, Thurs. 8-8:00
8

THE WINDOW © DOOR STORE Is a Divialon of Weather Shield Mfg., Ino.
aturday 10-2:00
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A Size To Fit
Every Yard!
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Warranty
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installation included
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