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New Treatment Boosts Muscle
Function in Myasthenia Gravis

ST. PAUL, Minn- A new type of
treatment significantly reduces the
severity of muscle weakness in my-
asthenia gravis (MG), giving hope
for a new class of drugs to treat
neurological disorders, according to
a study published in the August 14,
2007, issue of Neurology®, the
medical journal of the American

In Early Test, Multiple Sclerosis Vaccine Turns off Harmful

Immune Response

By Daniel J. DeNoon
WebMD Medical News

Reviewed byLouise Chang, MD

Aug. 13, 2007 A
new kind of vac-
cine promises to
halt the destruc-
tive immune re-
sponses behind
multiple sclerosis
type 1 diabetes,
and other autoimmune diseases.

Thirty patients already have re-
ceived four injections of the MS
version of the vaccine in a phase 1
clinical trial. The vaccine was very
safe, at least in the short term. And
there was tantalizing evidence that

with muscles

an important enzyme in the function OE%

Academy of Neurology.

The drug, oral EN10lantisense,
inhibits the production of acetyl-

choline esterase, which is an impor-

tant enzyme in the function of the
neuromuscular junction, where
nerves connect with muscles. An-

of DNA that locks onto a strand of
MRNA and blocks production of

specific proteins.
AThis is

the fir

able to show that antisense is effec-

tive and safe when taken orally for
a neurological d
author Zohar Argov, MD, with Ha-
dassah Hebrew University Medical

Center in Jerusalem and member ofof oral EN101 antisense for four.

it just might work.

Hideki Garren, MD, PhD, is one of
four Stanford University research-
ers who invented the vaccine and
co-founded
hill Thera-
pgﬁﬁcs to de-

neuromuscular junction, where nerve§é¥8mf’céarren

notes that MS

is an autoim-

mune disease
in which a specific kind of immune
cells-- T cells-- attack nerve cells.

"Our vaccine is designed to go only
after the diseaseausing cells in

MS and leave the other T cells
alone," Garren, now Bayhill's vice
president of research, tells WebMD.

THE FLASH

/1S
the American Academy of Neurol-
ogy. i Or al del i viery
long been sought after since it is
expected to improve patient compli-
ance because dailly
be needed. 0

People with myasthenia gravis have
tisense is a synthetic, short segmenincreased fatigue and reduced

strength in their voluntary muscles.
Symptoms may also include a
drooping eyelid, double vision, dif-
feylty ip $Wﬁ{|@W'n\_ﬂ/’é)r§|W_E9d be
speech. Myasthenia gravis is be-
lieved to affect 20 out of every
109.@0g pe@pley sai d st
For the study, 16 people with myas
thenia gravis were given daily dose

"The first advantage of this ap-
proach is we should have fewer sid
effects than current MS drugs. And
second, this should modify the un-
derlying disease because we are
going after the diseasmusing
cells."

In MS patients, T cells attack the
myelin sheath that protects nerve
fibers. One of the T cells targetsais
specific myelin protein- an antigen
-- called myelin basic protein or
MBP.

The new vaccine is made of genetir

cally engineered DNA that encodes
MBP. Normal vaccines provoke

(Continued on pag8)

The Division of Neurology at Cooper University Hospital is seeking patients with myasthenia gravis. Patierlts
being asked to participate in a research study involving memory function in patients with MG. Participants
compensated for their time. No blood work or procedures are involved. To find out more information, pleage
tact Dr. Joseph Campellone at (856) 2425.

Wi

en

udy

')

e

D

are

ill be

con-



http://www.webmd.com/Daniel-J-DeNoon
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Executive Director Message

Personally, | truly believe that
maintaining a positive attitude is
important when battling a chronic
disease such as Myasthenia Gravis.
Yes, I candét den:
Myasthenia Gravis can be unbear-
able at times. Just having to deal
with extreme muscle weakness,
fighting with insurance and facing
an uncertain future is difficult. But
no matter how hard life getd try

to focus the positive.

Eighteen years ago when | was di-
agnosed with MG, | thought that
life as | knew it was over. The
words dAal  wild.
filled my thoughts. But during the
brief moments that | felt better, all |
wanted to do was hold onto those
moments and focus on what | can
do. I know ités
you feel bad. But even when you
feel bad, there are good things that
surround you in life. Just think of

ne ' -

THE FLASH

wi || nevero ran
and | smiled to myself. Yes, |

your family and friendsRecently, |
was lucky enough to venture on a
vacation to Cabo, Mexico. While thought | would never be able to
there, | rented a couple of wave participate in an activity like this
runners with my husband and asi t and realized how fortunate | was.
So the next time | feel bad, | am
going to reflect on that brief mo-
ment and hold onto the beauty.

| understand that some of you migh
not have the ability to jump on a

or even simply walk up the stairs.

life can get, life is filled with won-
derful things. So grab onto a mo-
ment, whether it
ners in Cabo or just sitting in your
back yard enjoying the beautiful
afternoon, life is beautiful. Stay
positivei and focus on all the good
feel bett

was driving up and down the Pa-
cific coast and past the huge Cruise vy o y 6| |
liner that was anchored just off

shore, | suddenly became over- . )
whelmed by all the beauty that sur- Kelley DeVincentis

rounded me. S u d cErenutivg Dirtedtoe & anmyastthesiic

(Continued from pagg)

immune responses against the anti-
gens in the vaccine. But the Bayhill
vaccine attaches the MBP DNA to a

"backbone" cleverly designed to Brian D. Evavold, PhD, says the
turn off immune responses instead new vaccine definitely has an effec
of turning them on. on the immune system. Evavold, a
Sure enough, the vaccine did not ~ MS researcher, was not involved in

make any of the patients' MS the Garren study.

worse. In fact, MRI scans suggested "To have antigerspecific targeting
that the treated patients had fewer that turns off antmyelin T cells is
MS brain lesions than those who the Holy Grail of MS research,”
got inactive placebo shots. Evavold tells WebMD. "With a
"We did see a trend in reduction of DNA vaccine you can do very tar-
lesions," Garren says. "But these geted changes to the immune sys-

are just trends. Certainly this needs t€m. This would be a huge advance
to be tested in larger trials." over what we can do right now.

Garren's team has just completed a What WebMD readers can take
phase Il trial in which 290 patients ~ from all this is that the future is
received 13 doses of the vaccine ~ Very promising for new MS thera-
over one year. They plan to report ~ Pies,” Garren says. "Many new
the results in October at a large drugs are in the pipeline and will
European MS conference.

Emory University immunologist

(Continued on pagé)

wave runner, participate in a 5K run

But my point is, no matter how hard
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rheumatoid arthritis- are caused by
misguided immune cells.

The trick, Evavold says, is finding
the specific antigen to which the T

(Continued from pag8)

soon be available. | would ask MS
patients to keep an eye out for our

vaccine because of the advantages i ce|ls respond. Such antigens alreadhD, Bayhill Therapeutics, Palo

has."” are known for type 1 diabetes and
If the new approach succeeds, it has myasthenia gravis. Indeed, Garren
implications far beyond MS. says his team has already begun a
Evavold notes that many other auto- phase | trial of a DNA vaccine for
immune diseases such as type 1

diabetes, myasthenia gravis, and  be in for a year at least.

Possible Key To Autoimmune Disease

called both LL37 and CAMP, is
also heavily expressed in other
autoimmune diseases such as in-

Source: University of Texas M. D.
Anderson Cancer Center

Date: September 16, 2007

Science Dailyd A human peptide
that acts as a
natural antibiotic
against invading
microbes can
also bind to the
body's own

matoid arthritis.
LL37 provides a

Researchers believe this response is both a NeW potential
likely key driver of autoimmune disease and target to block in

an integral part of an early warning system the treatment of
that flags tissue damage to launch a ..
chronic inflam-

protective inflammatory response to injury. ]
DNA and trigger matory diseases

an immune response in the absence and a possible
of an infection, a research team led €omponent for vaccines against in-
by scientists at The University of fectious diseases and cancers, the
Texas M. D. Anderson Cancer Cen- authors note.

ter reports in an early online publi- The team tracked down this new
cation in Nature. pathway by studying the activation
"This combination of the peptide of important immune defense cells
and seDNA activates the same in psoriasis. Plasmacytoid dendritic
immune response pathway as a vi- Cells (pDCs) are highly specialized
rus does," says senior author Michel t0 recognize viral and other micro-
Gilliet, M.D., assistant professor in  bial infections. They engulf a virus
M. D. Anderson's Departments of ~ and set off an immune system cas-

Immunology and Melanoma Medi- cade to fight the infection by pro-
cal Oncology. ducing interferons.

Researchers believe this response isGilliet and colleagues previously
both a likely key driver of autoim- ~ Showed that pDC activation in pso-
mune disease and an integral part offiatic skin drives the development
an early warning system that flags ~ ©f human psoriasis

tissue damage to launch a protective"These dendritic cells normally do
inflammatory response to injury. not respond to se®NA," Gilliet

"We show that this pathway may  ©xplains. This unresponsiveness
drive autoimmunity in psoriasis, a
chronic inflammatory skin disease,"
Gilliet says. But the key peptide,

attack on the body's own tissue.

type 1 diabetes. Those results won't

flammatory bowel disease and rheu{soriatic skin leading to disease fort

prevents the cells from launching an

However, researchers had accumu-

THE FLASH

Garren and colleagues report the
findings in the advance online edi-
tion of Archives of Neurology.

SOURCES: Hideki Garren, MD,

Alto, Calif. Brian D. Evavold, PhD,
associate professor of microbiology,
and immunology, Emory University
School of Medicine, Atlanta.

Hi#

lated evidence of a connection be-
tween skin damage with release of
sel-DNA and pDC activation in

mation. They lacked a molecular
mechanism connecting these fac-
tors.

In a series of lab experiments, they
identified LL37 as the key ingredi-
ent in psoriatic tissue that activates
the dendritic cells. The peptide is a
member of a family of antimicrobial
peptides long known to defend
against infection through their abil-
ity to directly destroy bacteria and
viruses.
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The team then demonstrated that
LL37 activates the dendritic cells by

(Continued on pagb)







