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Conclusion

At present there is only one potential therapy in the horizon 
that can reduce progression of the disease, but not stop, in 
the upper part of the body

We need to increase our effort towards understanding the 
pathobiology of the disease, thereby, increasing prospect of 
finding an effective therapy

Meanwhile, we need to keep working towards developing 
gene and cell based therapies, and small molecule screens, 
that do not require understanding of the disease.

We also need to find ways to make the drugs accessible to 
everyone in the world

Patient organisations, such as NDF and WWGM could  bring 

all stakeholders  in the quest for finding a cure available to 
everyone.




