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AMYOTROPHIC LATERAL SCLEROSIS (ALS) TREATMENT CENTER

Introduction

The therapentic target in ALS has shifled from being neuron-centered to a focus on the interaction
between motor neurons and non-neuronal cells. The fundamental unanswered question is related
to the motor-neuron death, and is focus on how much it depends on the neighboring cells.

It is well known that the center nervous syslem (CNS) is equipped with a variety of cell types. all
of which are assigned particular roles during the development, function and repair of neural
tissue

There is more and more evidence that in sporadic ALS mmmunological mechanisms mav be
involved in the path physiology of the disease. The microglia, cell type that is part of the CNS
environment, acts as immune cell and may contribule by producing deleterious promflammatory
mediators. There are data that also suggest that multiple antibodies directing to different
structures of the motor neuron may play a role in their degeneration

With this evidence we open a protocol to study the combination of immunessupression therapy.
that will controlled the immunclogical aggression. with a stem cell support that will modulate the
recovery afier chemotherapy as well as the recovery from the CNS. |

Rational

The research is based on the Fact that this inflammatory component 1s auto-immune modulated.
Initially. we collect the stem cells from the patient bone marrow and cryopreserve them. These
group of cells collected contains not only hematopoictic stem cells that will be able to regencrate
the immunological compariment after immunossuoression, bul also contains mesemchimal stem
cells that have the potential regulatory ability that might benefit the CNS environment and, by
that, allowing regeneration.

Preliminary Results

Ten patients received these therapy and the preliminary results showed that patients with
diminished pulmonary function (FVC < 50%) have higher risk of complication during the time
they are smmunossupressed. However, the patients that showed FVC = 50% had no treatment
related mortality, and had induced us to believe that might have some neurological gain since
thev improved the FSS and Barthel score,

Proposal

To be able to continue the study we plan to initiate an ALS Treatment Center.
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