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Gene Therapy for Rat Myelodysplastic Syndrome( MDS) and Its Principle. Feng Baozhang , Lei Jianlin, Lin Zexi. Lab of V —erb Gene
Therapy Com. LTD, Tianjin 300020, China

Abstract Objective To use antigene V —erbB ODN to treat rat MDS and to observe their therapeutic effect and possible toxity.
Methods The gene therapy was performed in 42 MDS rats with different doses( D) and methods of administration. Results 17 MDS
rats were injected tail — intravenously with 1 x D and 0.5 x D(D =0.56mg/ (kg + d),and 8 MDS rats were served as control. 1 to 3
months after gene therapy, the decrease of BM blast percentages was found in all treated MDS rats. Among them 94.1% (16/17) MDS rats
recovered to normal or near — normal levels, while in control 3 RA developed into RAEB, and 4 MDS died of internal bleeding and none re-
covered. 14 MDS rats were administrated orally with 1 x D,0.5 x D and 0.25 x D. The therapeutic effect was observed only in 1 x D
group and none in others. The conbination of V — erbB and CpG ODNs was used to treat MDS rats with tail — intravenously injection. The
therapeutic effect was obtained in rat MDS and AEL but AML. Antigne V — erbB ODNs can inhibite development of leukemia in MDS, but
their central mismatch ones and sense V — erbB ODNs did not. Conclussion  The products had obvious therapeutic effect on rat MDS
with 1 x D, regardless of ven — injection or orally administration,and did not show toxity. During the period of observation, the bodyweight
of treated MDS rats increased average 98 grams and their producibility was available. This indicated that the patent products were useful in
clinic. The studies on mechanism of therapeutic effect indicated that antigene V — erbB ODNs inhibited endogenous V — erbB expression
and amplification by formation of stable triplex DNA struction.

Key words Rat; MDS; Antigene; V —erbB; ODN; Gene therapy
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