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DM mouse models
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RNA with CUG expansion
is toxic for mouse.

Gene deletion in DM loci
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Crucial RNA metabolism
regulators are involved
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C(C)TG repeats expression
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Efficiency and toxicity
of therapeutics
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What specific about DM22
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Not much!

Gene deletion in DM loci
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Urgent needs in the DM2 field

Why does DM2 have different onset, but
also main symptoms as DM1?

Are DM2 and DM1 similar diseases
in terms of molecular pathomechanism?

What is a rational
therapeutic strategy for DM27?




We must generate DM2 mouse model!
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Care and a Cure



EXperimental strategy

1. Chose the right place in the mouse Cnbp gene (DNA).
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EXperimental strategy

2. Cut Cnbp gene in appropriate place with molecular scissors.

Cnbp Mouse

molecular site-specific scissors (Cas9)

Anders et al, Nature 2014
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EXperimental strategy

3. Deliver appropriate DNA faragment with CCTG mutation.
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DNA fragment with CCTG repeats
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EXperimental strategy

4. CCTG repeats are incorporated into mouse Cnbp gene.
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This mouse model is under intense investigation!
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DM2 mouse model in 2016/2017
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DM in Poland s

Poles 37,394,000
DM1 490 (1/76.000)

DM2 318 (1/118.000)

We are starting
from the scratch!
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