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JEWISH GENETIC DISEASES

Discovery of ‘Canavan Rat’ Thrills Researchers

Parents Looking to Stem-Cell Therapy After Suspension of Trials

By CARYN TAMBER
SITOIAL

esearcher Morris Baslow's
greatest hope (or a cure
for Canavan dizseass lies

within a Japanese rat

Until now, investigators have
formed sxperiments and trials
directly on children with Canavan,
a genetic disorder that comies pro-
gredsive brain damage, lcading to
dieath. The research has p'mﬂ;rﬂ!.l.'d
ilowly. Because Canavan is rare
and those afflicted seldom Hve ra-ll
age 10, researchery hive o Hmied
number of patients o study,

How, however, investgators will
be able to work more quickly by
breeding the rat, which suffiers from
n rodent form of Conavan, to pro-
dice more rats with the disease,

“‘We can have 100

of these animals
every week.”

The rat was discoversd by Japaneie
ilepsy rescarchers, whio aotoed
El: one of their rodents had
tremars in irs feet. They (ested the
rant and found that it was Isching M-
scetyl aspartate, n key indication of
Canavan disemis.

“We can have 100 of these ani-
mals every week,”™ Dr. Baslow, a
Mochemist at the Nathan 5. Kline
Inetitute for Peychiatric Research
in Orangeburg, N.Y., said. “It's an
infinitely fastor route.™

Canavan disease, which is found
most often in Saudl Arabians and

Ashkenaric Jows, is a neurological -

dizease in which a defective

couses brain damage by not allow-
ing for the production of myelin, a
fatty tssue that protects the mf"
pnerves. Canaven patients suffer
from muscle weakness, stuntsd

RATS: Dispase baarers may
provide cures.

mental development and the
inability to speak. One in 41 Ashke-
naxc Jews is a carmier of the Cona-
van gene. One in four children
bom 1 8 who both camy the
EEne ers from the disease. An
estimated 500 e 1,000 American
children suffer from Candvan dis-
s,

The discovery of the Canavan
rat, along with a Canavan mouse
currently being studied at the Und.
versity of Texas, could not have
come at a better time for
researchers and parents of Cana-
van children. In the wake of lan
vear's death of & gene-therapy
patent at the Undversity of Penn-
svlvania, the Food and Dmug
Administration has put many
therapy experiments an hald —
including Thomas Jefferson Medi-
cal University researcher Paola
Leone's trials with Canavan
patients. The FDA canceled D,
Leons's pene-therapy trials in July,
saying she noeds to perform more
experiments before she will be
allowed to conduct clinkeal erials on
chilldren with Canavan.

Dir. Leone said the FDA's decision
reflects o lack of sensitivity to the
plight of Canavan paticnts. “It's
understandable that the FDA is
under pressure,” Dr. Leone sald.
“It"s not undersrandable 1o ot real-
ize the serousness of Canavan dis-
case."

D, Leona's propousd trials ineor-

porated her findings from the expe-
rience of children treated during
the past few years with the gene for
an enzyme that breaks down N-
acetyl aspartate. Children with
Canavan accumulate excessive
amounts of NAA, causing brain
damage. However, the previoos
ExXporiments in nrdudn,;
NAA to a normal level, cousdng the

children's health 1o H:l:q:rq-'rl: Some
of the children devel
alter being reated with gene TJl-n

gy,

Now that the gene-therapy trials
have been postponed, some par-
ents of Canavan children are turm-
ing to stem cell therapy, a new
treatment pioneercd by & neurals-
gy professor at Harvard Universi-
ty, Dv. Evan Snoypder. Stem cells are
basic, “primordial™ cells that are
thought to give rise to all cells in
the nervous system. I, Sayder
hopes that injecting these cells
into the brains of Canavan patients
will result in the stem cells evoly-
ing into normal olipadendrocytes,
the cell responsible for breaking
down NAA.

Other researchers have tried

mjw:m:f mature oligedendrocytes
into patients’ brains, but these cells
do not gpread throughout the brakn
like stem cells do. D, Savder

hopes that his tI_u.‘n:jpr will "11::
only arrest ongoi Eneral
[n[r[:nnwu “pﬁi:ﬁuflhu: e
some réecovery of funciion and
restoration of brain tisswe ™ How-
ever, he sald that any practical
ication of stem cell therapy is

tll “a good three o five years
away. We may nol see home rms
immediately, but we'll settle for
gingles and doubles and even
bunts.™

I¥r. Baslow, oo, remains
“tremendously optimistic™ alou
the possibility of a forthcomin
cure for Canavan. He sal
researchers already have “some
prefy good ideas™ about the
mechanics of Canavan, and the dis-
eovery af rodents with the disesss
will halp further




