BATTEN DISEASE FACT SHEET

What is Batten Disease?

Batten Disease is named after the British pediatrician who first described it in 1903.  It is a form of a group of disorders called neuronal ceroid lipofuscinoses (or NCLs).  The forms of NCL are classified by age of onset but are all genetically different.  Over time, affected children suffer mental impairment, seizures, and progressive loss of sight and motor skills.  Batten Disease is always fatal.

What are the forms of NCL/Batten Disease?
In the four types of NCL, symptoms are similar, but become apparent at different ages and progress at different rates.

· Infantile NCL: Begins between about ages 6 months to 2 years, and progresses rapidly.  Affected children fail to thrive, have abnormally small heads (microcephaly), and typically have short, sharp muscle contractions (myoclonic jerks).  Initial signs include delayed psychomotor development, other motor disorders, or seizures.  The infantile form has the most rapid progression.  Children live into their mid-childhood years.

NATHAN MILTO HAS BEEN DIAGNOSED WITH LATE INFANTILE NCL:

· Late Infantile NCL: Begins between ages 2 and 4.  The typical early signs are loss of sight, muscle coordination (ataxia) and seizures along with progressive mental deterioration.  This form progresses rapidly, and ends in death between ages 8 and 12.  See Nathan’s Battle website for more information: www.nathansbattle.com.
· Juvenile NCL: Begins between the ages of 5 and 8.  Typical early signs are progressive vision loss, seizures, ataxia or clumsiness.  This form progresses less rapidly, and typically ends in death in late teens or early 20s.

· Adult NCL: Generally begins before age 40, causes milder symptoms that progress slowly, and does not cause blindness.  Although the age of death is variable, this form does shorten life expectancy.

What is the cause of Batten Disease?
Childhood NCLs are autosomal recessive disorders.  They occur only when a child inherits two copies of the defective gene, one from each parent.  When both parents carry one defective gene, each of their children faces a one in four chance of developing NCL.  At the same time, each child also faces a one in two chance of inheriting just one copy of the defective gene.  Individuals who have only one defective gene are carriers – they do not develop the disease, but they can pass the gene on to their own children.

How many children are affected?
Batten Disease surfaces in three of every 100,000 births in the United States. Although classified as a rare disease, it often strikes more than one person in families that carry the defective gene.  

Is there any treatment?
Increased knowledge of the genetic defects that cause these diseases has led to several potential therapies: gene therapy, enzyme replacement, stem cell therapy, and neurotrophic factors.  Gene therapy with an adeno-associated virus (AAV) has developed to be a viable therapy for Late Infantile Batten Disease.  The virus is injected into the brain that infects the neurons, and will have corrected genes attached to produce the enzyme in which Nathan is deficient.  Gene therapy is a cure for Nathan.  A clinical trial is now needed.   
How can I help?
Hope for the future lies in research.  Financial assistance to raise the estimated $2 million to test the potential therapies is urgently needed.  Nathan and other children with Batten Disease are in a race against time.  For more information please visit www.nathansbattle.com.  Please send donations to:

Nathan’s Battle Foundation

459 South State Road 135

Greenwood, IN 46142
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