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Mr. Chairman,

| appreciate the opportunity to submit testimamyite Committee on the life-threatening
disease amyloidosis. | ask that you continue ¢tugte language in the Committee’s report for
fiscal year 2013 drawing attention to amyloidosis.

In previous testimony before this Committee, |lafged my efforts to combat the life-
threatening disease primary amyloidosis. | havaiobt treatment for amyloidosis and am in
remission. Now | want to devote time to use myeggnce to help others.

Amyloidosis, which is often fatal, leads to he&itiney, liver and other organ failure.
Amyloidosis can literally kill people before thepdw what hit them. Left untreated, there is an

average survival from the time of diagnosis of d@lddumonths.



Thousands of people die because they were diadnosdate to obtain effective
treatment. Thousands of others die never knowiayg kilad amyloidosis. The small number of
those with amyloidosis who are able to obtain treatdt face the challenges of high dose
chemotherapy and stem cell replacement or orgasplantation.

Less than one percent of the U. S. populatiorbleas identified to have this disease.
Many feel that the disease is vastly underdiagnossakcially in the African-American
community.
AMYLOIDOSIS

Amyloidosis occurs when cells malfunction and el proteins that deposit in organs,
such as the heart, kidney and liver. These mistbjaroteins clog the organs until they no longer
are able to function—sometimes at a very rapid pace

In addition to primary amyloidosis, there are alases of inherited or familial
amyloidosis and secondary or reactive amyloido8isthree types of amyloidosis, left
undiagnosed or untreated, are fatal.

There is no explanation for how or why amyloidatgselops and there is no known
cure.

AMYLOIDOSISTREATMENT

Boston University School of Medicine and othentees for amyloidosis treatment have
found that high dose intravenous chemotherapyvi@tbby stem cell replacement, or rescue, is
an effective treatment in many patients. Abnorntaldomarrow cells are killed through high
dose chemotherapy and the patient’s own extradtedltstem cells are replaced in order to
improve the recovery process.

| am part of a clinical trial and have gone thghuhis procedure twice.



The high dose chemotherapy and stem cell rescuetaed new drugs have increased the
remission rate and long term survival dramaticallgwever, many patients with these diseases
still die from them.

RESEARCH, DIAGNOSISAND TREATMENT
Researchers are poised to begin to developtéat gieeatments that will specifically
attack the amyloid proteins. Additional funding fesearch and equipment is needed to
accomplish this task. Only through more researt¢hdase hope of further increasing the survival
rate and finding treatments to help more patients.

Timely diagnosis is also of great concern. Althlowiwas diagnosed at a very early stage
of the disease, many people are diagnosed aftgrainéthat they are physically able to
undertake treatment.

Early treatment is the key to success. More n&ebtle done in this area to alert health
professionals to identify this disease.

CURRENT INITIATIVES

Through the leadership of this Committee and thinér involvement of the U. S.
Government, a number of positive developments loacarred.

* The National Institutes of Health has substantigltyeased its interest in amyloidosis.
The NIH patrticipates in meetings and symposiumsvemds closely with organizations
doing research and outreach on amyloidosis.

» There has been increased basic and clinical rdsaatbe Boston University Amyloid
Treatment and Research Program: a model forieask is under development; factors

that cause protein misfolding are being identifigall new clinical trials are underway.



» Increased Federal funding for research, equipmahtr@atment has been another
important element. This is essential to speegé#ue of discovery for basic research.
REQUEST FOR FISCAL YEAR 2013
Mr. Chairman, | ask that the Committee take tHWwang actions to help address this
deadly disease.

» First, include language in your report identifyiagnyloidosis as an important concern
and encouraging more research to find a cure.

» Second, continue to encourage the Centers for Bes€antrol and the National Institutes
of Health to educate the American public and mégicafession on the need to diagnose
this disease at an early stage.

The United States Congress and the Executive bnandcking together are essential to
finding a cure for and alerting people to thisitder disease.

| ask for your support in helping me turn what basn my own life-threatening
experience into hope for others.

Thank you for your consideration.



