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HGPS MUTATION
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LAMIN vs PROGERIN MATURATION

. 6 , 2  01 20 , 2 



0D 0 0 0 ( (

RECENT THERAPY APPROACHES 

)0 D 0 0
1 ).  

, 6 A2
,  



OUR
GOAL

Treating
HGPS

)

?
A

2?

(

!
2 2
≈ A 2 



OUR APPROACH: 
COMBINATORY THERAPY!
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IN VITRO EXPERIMENTS: planning
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ARE OUR GENE CASSETTES EXPRESSED ONLY 
IN HGPS CELLS?
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HAS THE PROGERIN LEVEL 
DECREASED?
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IS THE NUCLEAR SHAPE RESCUED?
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IN VIVO EXPERIMENTS: planning
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WHAT HAS HAPPENED IN VIVO ?



PITFALLS



Find another promoter linked to 
FOXE1 expression

Try to induce the cleavage of  
Ftase subunit !

Activating suicide gene (HSV-TK)

SOLUTIONS



MATERIALS AND COSTS
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9M CO GJF LM C J 2LHCA JC JEGL C F BOMECJ MO CLF LACB
PN GM C NMO J AML OMJ M JCL GSCA MO BCJGSCO GL ROGLC PICJC J RPAJC
MROL J M AML OMJJCB OCJC PCB

IROM OG RO C J 5MRPC MBCJ A OO GLE 1  4 L R GML BCSCJMNP
RPARJ O B P OMNF LB BGJ CB A OBGM MN F PG GJ O M FR L P OG CB
RPAJC J GLMN FGCP 1R L MJCARJ O ECLC GAP

4CPJGC , 0MOBML C J -JGLGA J OG J M OLCP J O LP CO PC GLFG G MO GL AFGJBOCL
TG F 1R AFGLPMLY0GJ MOB NOMECOG P LBOM C 6

RC G LE C J ,JMAIGLE OLCP J GML M FC NOCJ GL S OG L GL
1R AFGLPML 0GJ MOB NOMECOG P LBOM C J COP FC BGP OG R GML M  NC J GLP

6RAJCRP
4CMLCJ O P 4 NCW C J .NGECLM GA P RB GBCL G GCP LMSCJ CPCLAF C
FM CM M  042 O LPAOGN GML GP GLSMJSCB GL A LACO BORE OCPGP LAC MSCO JJ
PROSGS J LB FCO N NOMELMPGP GL JRLE A LACO N GCL P 7LAM OEC

L MLCG , -PMI C J 0CLM C PA JC C NOCPPGML NOM GJGLE M 1R AFGLPMLY
0GJ MOB NOMECOG P LBOM C OCSC JP TGBCPNOC B O LPAOGN GML J GPOCERJ GML
JC BGLE M CPMBCO J CPCLAF J BC CA P LB AACJCO CB FCOMPAJCOMPGP

EGLE -CJJ
4MOCL 0 /MLE C J A GS GLE FC P L FCPGP M NOMECOGL FC R L NOCJ GL
GL 1R AFGLPMLY0GJ MOB NOMECOG P LBOM C TG F L GPCLPC MJGEMLRAJCM GBCP
1R L MJCARJ O ECLC GAP
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