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Table	
  1.	
  WAS	
  scoring	
  system	
  to	
  define	
  clinical	
  phenotypes	
  

	
  
XLT	
   WAS	
  

Score	
   0.5	
   1	
   2	
   3	
   4	
   5	
  

Thrombocytopenia	
   -­‐/+	
   +	
   +	
   +	
   +	
   +	
  

Small	
  platelets	
   -­‐	
   +	
   +	
   +	
   +	
   +	
  

Eczema	
   -­‐	
   -­‐	
   (+)	
   +	
   ++	
   (+)/+/++	
  

Immunodeficiency	
   -­‐	
   -­‐/(+)	
   (+)	
   +	
   +	
   (+)/+	
  

Infections	
   -­‐	
   -­‐	
   (+)	
   +	
   +/++	
   (+)/+/++	
  

Autoimmunity	
  and/or	
  malignancy	
   -­‐	
   -­‐	
   -­‐	
   -­‐	
   -­‐	
   +	
  

WAS	
  indicates	
  Wiskott-­‐Aldrich	
  syndrome;	
  XLT,	
  X-­‐linked	
  thrombocytopenia.	
  

Scoring	
   system:	
   -­‐/(+),	
   absent	
   or	
  mild;	
   -­‐/+,	
   intermittent	
   thrombocytopenia;	
   (+),	
  mild	
   transient	
  
eczema	
  or	
  mild	
  infrequent	
  infections	
  not	
  resulting	
  in	
  sequelae;	
  +,	
  thrombocytopenia,	
  persistent	
  
but	
   therapy-­‐responsive	
   eczema,	
   and	
   recurrent	
   infections	
   requiring	
   antibiotics	
   and	
   often	
   IVIG	
  
prophylaxis;	
   ++,	
   eczema	
   that	
   is	
   difficult	
   to	
   control	
   and	
   severe,	
   life-­‐threatening	
   infections.	
  
Because	
  patients	
  with	
  XLT	
  may	
  develop	
  autoimmune	
  disorders	
  or	
  lymphoma	
  (albeit	
  at	
  a	
  lower	
  
rate	
  than	
  those	
  with	
  classic	
  WAS),	
  a	
  progression	
  from	
  a	
  score	
  of	
  1	
  or	
  full	
  donor	
  to	
  a	
  score	
  of	
  5	
  is	
  
possible	
  for	
  XLT.	
  	
  

Table	
  2.	
  Median	
  and	
  range	
  of	
  absolute	
  number	
  (x10⁹/L)	
  of	
  CD4+,	
  CD8+	
  and	
  CD19+	
  at	
  first	
  
reported	
  test	
  confirmed	
  IR,	
  compared	
  to	
  median	
  and	
  percentiles	
  (5th	
  to	
  95th	
  percentiles)	
  
of	
   absolute	
   numbers	
   (x10⁹/L)	
   of	
   normal	
   values	
   of	
   CD4+,	
   CD8+	
   and	
   CD19+;	
   number	
   of	
  
patients	
  survived,	
  achieved	
  engraftment	
  and	
  IR	
  by	
  age	
  groups1.	
  	
  

	
   5-­‐9	
  mo.	
   9-­‐15	
  mo.	
   15-­‐24	
  mo.	
   2-­‐5	
  yr.	
   5-­‐10	
  yr.	
   10-­‐18	
  yr.	
  

	
  

Absolute	
  
number	
  
(x10⁹/L)	
  

Healthy	
  
children	
  

Median	
  
(range)	
  

Healthy	
  
children	
  

Median	
  
(range)	
  

Healthy	
  
children	
  

Median	
  
(range)	
  

Healthy	
  
children	
  

Median	
  
(range)	
  

Healthy	
  
children	
  

Median	
  
(range)	
  

Healthy	
  
children	
  

CD4+	
   4.3	
  
	
  

2.8	
  
(1.4-­‐5.1)	
  

2.02	
  
(1.9-­‐
2.1)	
  

2.3	
   (1.4-­‐
4.6)	
  

1.35	
  
(0.7-­‐
2.6)	
  

2.2	
  
(0.9-­‐5.5)	
  

1.33	
  
(0.09-­‐
3.9)	
  

1.3	
  
(0.5-­‐2.4)	
  

0.6	
  
(0.28-­‐
2.7)	
  

1.0	
  
(0.3-­‐2.0)	
  

0.8	
  
(0.3-­‐
1.2)	
  

0.8	
  
(0.4-­‐2.1)	
  

CD8+	
   1.75	
   1.1	
  
(0.6-­‐2.2)	
  

0.8	
  
(0.6-­‐
5.2)	
  

1.1	
   (0.4-­‐
2.1)	
  

0.4	
  
(0.17-­‐
1.4)	
  

1.2	
  
(0.4-­‐2.3)	
  

0.6	
  
(0.04-­‐
6.2)	
  

0.8	
  
(0.3-­‐1.6)	
  

1.05	
  
(0.1-­‐
1.2)	
  

0.8	
  
(0.3-­‐1.8)	
  

0.36	
  
(0.02-­‐
1.5)	
  

0.4	
  
(0.2-­‐12)	
  

CD19+	
   1.49	
   1.3	
  
(0.7-­‐2.5)	
  

1.41	
  
(0.3-­‐
1.4)	
  

1.4	
  
(0.6-­‐2.7)	
  

1.4	
  
(0.89-­‐
2.7)	
  

1.3	
  
(0.6-­‐3.1)	
  

1.09	
  
(0.001-­‐
2.2)	
  

0.8	
  
(0.2-­‐2.1)	
  

0.95	
  
(0.5-­‐
2.1)	
  

0.5	
  
(0.2-­‐1.6)	
  

0.79	
  
(0.03-­‐
1.7)	
  

0.3	
  
(0.2-­‐0.6)	
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